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— 2 B SERT, ABPEEEE 72 & % < OFERRIN AV L T D28 Z OB G M AZEN K E L | fERIA
T EMER RSN E N, o ClE, AFENHIE &M & OB G e Sh T b, fk, ks
LR TRE TR FOBEITENE SILTER, 7 AT FIEOFE LWL & 2, HTRALE
(B 5 & B ORM/NMILE R . RNF2138AR 721 & B3 N kA2 78 &L A RIE I BE S 5 B AR D
REIE L IRFRIEISE OBREDEED DTN D, FTIERIREAR & ST EIED IR/ L IERIMAFIETH 5
£ #Z2 51, Embolic Stroke of Undetermined Sources (ESUS) DAESNMEE S 7z, IT4E, Z DESUSD
BEEIZEE L TR DTV D 28, ESUSOZERRIR T & 2 J0 I FLBALE IS x5 2 1% A2 IR P FLBR A0 0
MBI OAl Z A AL EF A S K LT\ D, o, DEMEN R 5N DB 2 & B
T 7R RS 2 W T ZERRIRTRIR S AT RE & 72 > TE TV D,
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fa R K- DR HAT [ &R AL E S PEHICEZh & S50 — T R 2 x5 &9 DA ESGE
T u—F ]\ IRAD D D, B AT, BEIRISFIER IR LT b M E PR E IEE O PR RIIA 143
& % D FEAIED, MBIk B AE, — MM R 1R, ARRERIMEIRE 2 3, ERE ORI E W TE Y 22
BE) TH D03 YRR NEITREN L =D — D TERERIMIE A HEET 5 Z L AUETH D,
25 AR K- O - CIIde R D b O3 E LT T 2 A3, D AETHENE S V72 K25 R T 85 O 7= 9D O ek
MAEFEROA M2 MEES D RESPECT  AFFEOFERAFER I4v, AP EFE TRHICITMEE 130/80 mmHg
KR E S 2 FOA AESIEH S ivlc, SBRIBEEHRZITI U & T 2O fEBREFEFIC OV T H D
EMEOTE T V AEEML TN 2 EREE LB X bvd, FEOFIEREIERTS T O b/ IMEEIL T
2V, ZurERT LIV, aRZ = ARERN O SN TE T, 20214E12H, ARANIZZWE S
NDCYPCI9EIL T ZRIDEEEZ T WE SND T T AT VLIVNT 71— AAPERNEIE, T 7 - FE%E
TOMANERI NI, 5%, BRDEFR TVROBABIRALEETH D,

SVESNAHRCRE U CIT FIERS 2405 LA 0> =Bk PA 2 0 i ZE R HIE G2 k4 2 Ja) B A = U4
i (MIMENTER) OFTMEICET 2= 87 U AR ML S, SEINERO R E BRI & 5, 2V
BRI BT DIMIMEPIER O BEEMEN B E 5 2 L I3Ee K9 2372 < AR NRLEE O Hrs B K i & TR
(2B LT ERT Y AR S AL & O FAPERE LR e SIS B R 5 Z L3I s b, F70, BIER
4. SIREILLN ORI ZE (23 L TUIE T VT 77 — B & W I MAREFERIEM T O D, ZOREE 91T %

ERD 5 %I, ZOMRIFIRER TH D, AR, 2EMED SV BRI OB 7 & HE
TH D, W CTHRETOT X T 7 T7—RBIXT VT 77— % LA D MR E 3N Es S, Fek Tk
CHEFAR INTEE O TE TS, DRETHT R 77 7 —EOEADT= D OEGRMFFEH I fi
HTHLM, NI v 777 %25/MET HRBUETH D, £, WMEEZE 72 &% O oIR8k
PIGIE. NEBITEIER L ABHDIR IR OIS DERIEF O Rt 7 £ AR & iRk Ufabirt 2 fi/ME
T 5 IBPR RIS AL O 72 D OEGRBFFE N ENAL THED BT D, IMZEHF 2R IR O I D 7= DMz - 15
BR OSIPT R R EAE N 20184F 12 I [ES THRAL L, 20234F3 7 (215 2 B BRI o ot FLAS G 1) 23 Pl
WIE S e, SEERFR T RINZER o 7 —2GR0E S 4L, F 72 BT AR R LA T RE 72 ha gk 1 — Yk
Efi o 2 — a TG HE S, RERIREERIOFENBE Y F THEATWD R, £ O TN
IR & & B I FEBEAREERN A - TE TV D, MM A (RS 2 IR SE O BA S I ZERRAIT & 151
LTWDA, MR = M, BRI TIEEE OB O FTHEEA] FTBRRIE OB 2 5 X
ETHD, MHIMLITKT 2 BPEIREERRE, SAMBHREED R, < BT Ik 2 AARTRRRE 72
SO TIE, s & OIEFFFEIC T BT U A Z L L TV BN D, S HIZ, AT(ATL
HIRE) 216 ) U 7o B 2 Wi B0 i 98 U A 7 ORHALAIE) . Folin i@ uiigh 72 & Az eikic s
J 5 R DRI, REEOBRF P ED N DL ~ETH D,

ML EE T 2 5 N ) T =g VTADTHY B Y T = g VOB TAL LR
LR HED DI TND, EBMRRR, A by 7 ZEHIH, e ARy MRV B 7 —2 a2 BIL (7
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A, B OO R (/M) ORERENER SN THY . ZOBREREIZ. & Ok
EREFFO, MAEMRRAVE, MM S —F Y =X A MEEFR TANAR, TV NA = —iile LD
RO TREE VEBBICER T B0 T05D, 204, KERAETZES 7 2 U 7 ENHA
ZeT (NIH) G/ MIERFZEIC R & 22BIL S ED B, HFEOHEER RS STV 5, BMOBRER M E
ThoH/PMMUEDORE THDL, 7IvA RT XA N"TF—0, M/NLEDOEMRE & S 2 DML E TR
DWT, TOBW, PHIHEEZMRIL T BERSH D0, BN/ IE R C & 2 K8 MEgEL HEMiEs
P HYLNEVMERE CADASTL) 12X LT, 7 R/ AT 2 U oMk a 2 U 20 & - BRRAF e
THTH %,

LARIN 6, 23 A BILIEARIE I & 2 BMZE R O TFFE TN DAL TV a3, T 4E, EER R Mo —B & L,
WA ERZEHIZEIT 5 LY A N U BSOS EA TV D, BARADIELERIKOE 1AL EMHT A
(BA), F AP ERE THY | MEOEHHIH L, UL, WEOEDHIIZIL, TEFT AR
FIEILDELTELOREST v Ay h=—XRH DT, BRI &N ABIRICE D 5 2RI X
DRIV 1A & AR O BN LI TH D,
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FEY 7 A

® thRRBIEZ L & U MR S5 D 2 A RIERIEDBRFE R ER SO H D,

® ESMEME & T A AR DRI FRIRES . I EGIEGIRR S AT L)
Bl IN TS

® NovoTTF 7¢ & OBl ERMER b IRBRIGK S Tz,

® ZDMDIEE TIXZ < O FEEMIRFEIEDOBBENED LT\ 5,

PR RIE T O L IR IT, BRAETIZIZ N E TEE U OB SRR LT D, L
2L, BRSO R E e EOMRERE B LT & ZICETHIN D OIIMMRRNECTH Y, £ 2 T2
W S AMBHOIR IR DN LB 2R S T2 B ICHARHTRIT SN D DR — R TH D . R TH D,

Fo, MK - BFHE - RAEHRIEZEORZENL, 20 Vo — X HilT & ETEORE & RICEG R 2 0
BATREAR 2 20T, MBS TITMAR RN E DR G203 4E 2 HR LT & TW T, BRI EROK E TR
RS IR AR BB RUA L 77 U C [MIESZIR AT A R T4 ) 2T % 72 EREMRRY 2 T8 2
B L TV % ([E NICE: National Institute of Clinical Excellence, >([E NCCN: National Comprehensive Cancer

Network) .
BT, M- TR - RIARIEEOIBE S . 2 THFHTIE D i Tl < EHRRIEEe L i a7
FONBIER b RE b ELAZ 5D S, £7-. 2016 £ WHO MBS SR, SIS SYHEDNEL

DANDI, 3B a—ZFFEMY A =T TEMTCTRAERIEITINZ . TEED 7 F U RECR IR
Bl EOF LONEBHOIRIRIEN R 2 LR SN TWAH Z L EBE L, MIERICL 7Ly Yar - AT 4
VU ORRDKRIZE VS THE TR, 4 TR 2165+ ) FRUZEBAL TS E D
WZ D, AREORRZ RIE AT L & RIBOR & ST E 7o R I ORI SGE R E D72 D12
WAL & RERIC AR R 2 B b D [ A R X B2 il - 38 - KA RIS TER O BFSE DR
DMETHDH, PEEICEBNTS, W CIImiR %2 5 &3 2 E5ENFEHE (neuro-oncologist) 7A3EE S K
TG DAL FIRIEZAT > TRV | SBRIDE T b MIEE 2 5 &3 2 RN B E 2 B L T < LB
bD, BAERMICITEE ZLONAT ) MENTFERZ S L 10 LTRSS 28I 95 precision medicine, 0
FERAEIZLE D HT LB DHEDE R, %O 772 8, #igt. Z2HEOMiE CORE G RO bivd,
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hE Y 7 A
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e EA TV S,

o Ltk ZTNOOREEZY LN T H7-0IZ PET 72 & & AV BRI 2 A 3
WETH S,

TAETIE, BolEREE b7 & QNS Hsk 2 R —> O KA~ T, 5] - SMEIC K DK - FREREE
ML T&ETWo, o, ZIMEIIKR L L TEHESMEOBERFR TH 5, ZOX I RAR—YR
B FE S B L7 - FBEAME OB L IRERIE, 2 hE TEE L TEBARSCRMi AR T b T
Wiz, Lo, @MEHIoFIr-CmEIEs] & LT M- T B ROBEFIC OV TINT L HAAREIIEH T
BET DB DTN TIEARV, B a2 BV TLIRRIRRENETT L, BUF, [EEREE. i8S,
ROTREE . TEIREE, EEEE (ON—F Y =X A K, EBRE R L) . REVER £ OBRKIER E &
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HAME O SABITHE K 3~ B A THEOMIR M T, BRI AL E LY v AT — R EEREEZ D
TV D, BRKTIX ATE/CTE & U CRMHEERNEHZ 38 T B IEM T DA T2 0> b EE OB TR £
TITOITWD, RILIXPETIC L DA A=Y 7 bR L T L7 ¥ 7 ie 8OO R 72 8l82n
ARRIC 5> T D, DRETYH, ZOX I RNBNRT T u—F 2B L3 52 1B IEIMEMEK - &
BEAE OFF REME B & IRFRIE D BRFEIZ DU TR N B OFERI 7 B RS LB & WV 2 D

S BIZAR =R FIZ OV TE 21X, ANA Sports Neurology Section Strategic Plan (ZH % 5 X 912,
AR =N BR L7 ARG I DUV T OWIIE L IR AT 5 1300 T2 < IR B A RO B O
AR—=Y BINA~DLERMZE D T &R0, MR E O MR LB 22 538 E & ADL I R T 84 Bfig4 5
ZL, HEBOL L TREN AR  A A BT D 2 L e EiE, RN O K& B Th D, BRI
AR—= VIR TR D RB S SR | RO N & B 5 iR, BeEs, MM, BiRmEEE L
MY Tl FRRRNER D 5 RESMER R, XA B U IR, mLE . BRI, BEAL
HRMEIE, A > T AR EMIR, D9 A » 7 AT LARN IR AP 72 B 0O 23870 S AL T AN RalT
TIHBEED A F=7 L LTRSS TR Y ZOREOMRE, 1RFRIEORENREET TN D,

FIREAR=VIZBIT AR EER LTSN TVAE, ZEOHERE < EOL T FiThs: -
FEAE DIRTFAE « PILEN LN E R ohole, WMERBEEL I DT 78—, TAV 7y hAR—/L,
Fli7e ETTIHBHRICBIT DA RIA U BIER SN TS, EEEIILD T HERFKIKHT D51
ROMEITMRFES B BEHK L & I L TN RETH D,

HAFRE AR AR — VNt 7 & a Tk, BUEAR—VICBEGR LRG0 5 b 18k
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2000 FERL D BITONTE =T LY NS = —JF A F~— I — DS & B L7= ADNLAFZE 722 & D
Zisk R FEDFEE & LT, 2012 FEI2 NIA-AA 12 XD TV g = — i OBW R HEN LT S, A
F~——ERAOZHIEEY AD (L2 ) =%/ AD) OBWREHEL 220D | & 51T 2018 4EITIF/ A
F~— A —ERANTZT VYA = IR OEY P WERE (Wb D AT(N) Y AT L) DR ST,
FRCHFZEIC RN TIE, 2 FREBORFESCEEZPIEICT 5720, 7 I N, Z 7., FRRZEMED 3 FEo
NA F~—T—ORARRPEIRL e oTe, TDL D RN F~v—h— % ELHRIRIL. DRETH
J-ADNI 72 EDMTHOINTE 2R, Bk &L TR TR/ S < BB Th 72w, E£72, 7Y
A 7 —JF LS OFRAEL BIZ R 2 B0 LA TR TV D, B E LT, 29 L7 ERRAFZEIE R
PR AP 2 3 ORI A 232 < . ZAUSFEV, B ZAT O EACHIR OB, 3 —F 4 X —F —
R ENHY Y — 2 DORARSCHEE BRI & OB ISEHEN RO LND Z &, DD EANKE N L%
FToiLd, TDH, WNIHREZRFFRERIZHEE TELDDRRROBETH D, £lo, M A~—h
— & L TMOZEMRREE L0 B < KT 2 BRI O ATV 2@ VIR TiEd 523, REDD 72
WIAEAS A T~ — T3 — D Z M HEDRGERHED BT\ D,

T I NA IR TR AR B O Tl IR B EA Th 203, BUEICE D F CTREEMSE
DIEFRIT KRB X Th o7z, O T, FES, BEOHT I uA K B HURIENE 2/3 FHERER T, —fIE
NP REREREH LTS, 2021 7 7 2 0 X~ 7 BEICKRMESEG)F (FDA) TR
AT, hRESERED AfEFE, 7 I v A RNEHEE G R (Amyloid-Related Imaging Abnormalities; ARIA) 72
FOBEFHICL Y OBRETORRBIIAEONTZ, LrL, i7e N7 4 7V AFERETHL L IR~
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D 7p, AEVEMR b BAE R, WONCRIEE Y 2T LAOMEHRNLETH D, R OENEE KRR
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O ORFEMIEILE T >~ T — 7 ZREEE L JHIR - 73RBS K ONGHR - TIIEBSE D 72 Ot %
RANHEE ST DD D,

FFETRE Z L, BEE, R THLT YN v —IRIFMEMR AR BT o 0 A BRIk &
DOIBERHLL N LD, ZOHIEIT b BLRAED wRIZEILZDO L OOHIEIC HL#ER LD THY |
ZDA R NMIEWFIICHLHEEMICHL T b TRE N,

BT, BEETH L RO D ERMHEEER S & U Cofkx ik, Fl 3050, KT, K8, §t
GREE, FLMEREEE R EE . BT OREE . WEATE R SOITEVRT . AR, ER. 5 oRiE, B
71, EEHEREE, MEIRREEE A2 213, MR BRI OSERE & BRI Z Y, DT, T D OFEfE
OEATIRE, BEEE - xy bU—27 | BT 2 3VENRROI M TS A~ — I — DL LT D
PR RIC I W T35 2 & 13, MR ORI O RE<S BT 2 L b s, ZHucidm
GRF AT L 72 D,
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FE> 7 R

RKRETANATIEIA F o F v 2V SN OB FERNBHA LN o7,

SFR T T AR Y N T =T IREED TAMNASFEIE~DOBE MR SN2 o 7,

PUTAD ARSI THEEEIC L 22 Wridl - 731 ZADBRBEDPLEEND,

Fv MU= IREOBEEN T — T — A RO=a—aET 2 b— 3 VIRED

B NEEND,

®  TANAZHHLEIRPE D2 E BRI X 5 RIUEER IR 7SR S O EE & CiERy2 ik
RHIOFEE N LI TH D,

TADAIE 100 5 ANENLTRIES 2BE O EWINHREE TH 5, Rt ORRTRIER - AR
RGN - FELFIEIC 28OS ME RoTc, AR TRIZESIRVLODHEIZTHEZY 9%
RIETHY, QOL OEWVERE - BEHFKEZ B T720I2, BAEE LTLoNY RV HOLRZEETH
. ELWTPBI-IRRIEZRRE LILD 2 FRRAIREF XD,

TAPAE, EROK) 100 NMZ— AN & @mBEIIET KA T, TEEMITIRIENETITIH 505, i
TADPABIEREOERIZ LV L be— T 5 2 L3R TEL LI ko TE e, EEiinth
KNI oR, MR FEFRIEDOBEITINA ., IR FRRECESS 72 ST B L7z Sl iE T A
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Think TEPE]D FERROBRZ R L T D, WRHRRIZINA T, TADABERHIHRCT /31 212
F DREFNERE £ TR OIBIRITIRV A, WEIRIRHRERIR 2T hRW E#I b L, E7oamg 8o X
SVWREBTHD, ZOLIRBURZEE X, MHRNBEIIRA TANADONEHEROHENFL LT
TEITEBRDAYGFIND, RS, 1TE - BEZEEL - kR & i L <. TAA SRR (B
15 29 ALENF IR ICTRRE) RLTFERY T A AR R R OB 4 2 E TR L. KRB RIF 7SR H O 1%
L BB ORI SRR SN HET 2 2 LN EELRRETH L, #HAICAHTH, WHO 7% 2022 4F
5 A0SO 10 R T= 5 T[RRI 72 T A A & 1 B o S TENFE 1. Intersectoral global action
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TADPAIREEIZEA L TIE, ERMETANATIEIA I F ¥ RUTNMA T T ARMBRO 35 737 OiF
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NROWUFERIEARIZIEL, 3 - ARREEIREE - Xy B U — 7 LoV TORERRIZEN R E N D, TAMA
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o JTIHii OIFAEIC CGRP X° PACAP38 235 LT\ D 2 & BB LM &AL, THHREER
HOL—0y heloTnD,

BREIE. H Y SNIIERTRED O ADPRERT 2, —RMEFRIZEFEZ O b OXMBE TH L2 RETH
TR, BRORIVUETE, WIS & 5t = AR A AR TR 22 SIS S TR Y . RO %
{ERENTWD, FERIEEBEEDD B HAEOFENIEFIZRE WIMREE TH D, AR OGN
BRI, U T X ORI L0 R L SRHERIEICE £ o TR0 . AMEENERIEOEREZIC X
DBMAL NIRRT REFIE L 72> TV D, b U X AT YUHEVE A 5 0 R f D FR o ibd i 4 s
DI 5 RIREFIIFEACE oS BRMEDOEH NI AI VX VBB S WVEAATREL 72> TV 5,
SRR I R ORI ESE I BB AR R B A BT ALY b =BG F R (CGRP) & 4 —
7y b & LT2FAIOBRIEMRHED S, HCGRP HUASE (WL WX AX~T | 7L ~3 A~ 7), $LCGRP %
BRPUASE (2L X~7) BREFOTEE LCHEAEEL 20, NSRS SR LZ, &
BRSO CGRP #EHIEE (70 b)) BB SN TWD, %< OFRREE N 21O OFIRIBIEICT 7
TATE, TORBICRE 2REZEM I D2 LERS D, HFEHE T, BROEHET LOB%, JFK
AR TOBEE G T OEBEN R S, FRO—EE LTA A0 F v FOCMRBEYE & OBSE S /L
PENTWD, SHICHHEREEBRIC X DIMAOMFICET 2ENET L C\WD, b aHiEL, IE
ORI OBW Z FTREL L, L 0 SR @B LIAR - TEHIEZBRT 2 0LERH D, FRMERERD
WX EBREERE 0 3 D B ASEERMERR ST\ 5, 72, DAEICET 5 R EROE T AL
ENEHERIEIR DY R A HEET 27201 THROBIR T A K742 2021 MMERSNABI TV,
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(7) FPREAEMAIE

FEY 7 A

® ERVEMREANIR B~ DOIRER « Bin FIaREN KRB SN,

@ TV YV—LI— T UADFEEIZLY, L OBGHERBOBZWEINATREL 2o Tz,
® X TUMDPET VWY RIS T,

o ZEMEBOIFRYZ X7 BEIZHOWT, O, MEERHESIA ST,

o ZEMERBIZEBWT, U A UERDOEFENEAT,

o 5Ltk HEHBZW & TR THAERELATZ, LUANVEfEENERILETH D,
® Si%. BEERMIRIR & WA A 7ol LB S LB TH 5,

PRSP BRI X, ARARTBIR O T ORMRICH 5, 3. HREMEMZEWE (SMA) 1TxH3 5
EIE, B FIRENER L, 2, 8o EMREIC L, AEAIID TEDOTH AL HIZH
RDOWTEZFH THD, ET 2= XBFHUA Ma 7 o —iE, BEME ATTR 7 I F—3 X
(FEMET I A RARY =2 —m/"F—) 1T U THEBEIENFER Lz, B i, 8RtEon
PRI U, BEIES, B FIRRIC L OIRARFEES YL L FETh D, ZOMIRIT, 2
b, ATOBMBIEMREMEREIGHTE CTH D, FEE. FHEMEFEMRMMREE, ~rF o b
R~ DZIREROIGER b BA S, FIR Y 7 E O Bl SN Tnd, £, BFROERZ ¥
— 7y & LR S TR EIEOIRR G Bills S 41, ZEMOERMBERAEZ L L9 & LTWnD,

ZOWNOH, FOBRBOWBRITIE, BBEEOIGBRITIECZOWT, WEE TOBERE TR O AT
BHINDILERSH D, £72, IHROHBRTHH0E 22, REIEF OBIG -2, 1R ARG
[ZDW\WT, ELSI Z¥VH L, #EEHIEZ BT 2 0ER’H 5, S 51, BIBHEMRENER BA~DJEMmR O
BWTiE S U TR L~ L TORISFIRETRR b HREFICA > TE TV D, ZOEKTIEICH L TH,
fRERAY, R RS OTENH L & A HEOREZED 2 BN H 5, FRHZ, 26 OIEH#IC
B2 A A AR A ICHERE T~ 2, RTZ D R EBEMIEIE, BB FIRRORHMUS, FAE D EERA 72 A
=TT TRE LR, BRAEE LRV Z ENEEND,

—Ji. REHE 5 2 IERREOIMFHEIRE R BIL, ZOEET 27 37 ERFEE S, Rk
DHFEREATE, T BB RV BT, WWARRDBEE VO BRI D 2 L AVHIBI LT, WK -
WHSHEE WO BIGUT, 7 I m A NEEREIED KOs /7 E RNA 22 ER0 T ENER 2 Ff
STRRBEICESTIEHEDOZ LT, 2 OMREMIRBIZHAOND X VR BEERNRTE L& o)
FIZR DAl REtED R ST, ETIERERZ VX7 ENRRIC T, BARLWMEAIR S Z Lk ST
TN, 7 IAABIICLY ., RLH 7 ETY, HEMEZ b OREOEREEDN, KEEICRRD
eI LTz, ETo, BEOMN G L BERE ~ U ZOMKICFT BiATe & | WIEHDOF—D ¥
VR EEBEANTREOBENGIER I ShD 2 &, EHIIEZOBERDOHEEIXTTOREHRAND
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BRI T 2HBETH DL 2 LR ENT, ZRDOMRIT, MREWEED, Wb b7 U A UK
AR T 5, AL, TOBRICEEE 52 5 ERORTND, &< B LW IEO B
DRBEOLNTND, ZONEFTIE, EWHER, JEiREMET e & thOBERORHFE ORI 722 A0
FHaEbb L TWD, BBETS, KA EHiER SPring-8 (XD a-3 X7 LA UAEEDMHI 72 &
oy B O OFHRG 22 E DR A FIFTnd, LivL, RiZHaTidiad . 5%, oA, b
RECFEIRE D, MBS T ~OREBI 2B ANE TiE L T HMEOHORHE . 2N a5 AMO
BN EEND,

FTo, EHENREND, Zhb DX X BEOROBRIFEHAMRREDTELILA, B A s A 3555
HZEPHHLOOH D, ZOEMND, TNHDOX U RTEIIRT S, SIREIENRRE SN, T
NA—IFIIH L, P72 aA KB HURERTHD LR~ 70, WAETYD TORBIEMIKE LT
ARSI, AR, Z U, a-U X7 LA AT 2 HURBRIEOIER b ST\ D, Fizo, # oS
7 B OLEEANEN 2RO T V¥ = OF B/ IMMETIEIC ST 2168 b EN TITbi e, ZREEMIEIC
st L CiE, BEBR T DEM E oo T a A A QL0 DIRBRN TV, ARMENFIIES LT,
—77. BAETIE, ISR AMRBRE RO LD PS BMER ST, Zh b 2RV =3HI 2 7 U
—= U 7SR FEHERAINR S, IRROSED DTS, TS, B, Hx 2iRERDS, VRN
MR ISR BTk Lt B AL DR & 72 o 72,

EBRORFRICA Y | #RZEMERE O R OB & | EMER TH& THOEEENLD TRHS TN D,
AR BB T, BUTE DR T TR T & 20 b 2 FIERE TIX BN AILITEVW E B2 b b,
Z ORI, TTIZE L OB KDL, BE X R E G IRRPEIZIAN 5 TS, IRBRE T S
L7202, XV RHONANBKETH D, ZOmIIE, BIERT, b L <ITE RO O BH7E 2
BB THL, ZORMT, FEMY N7 EICHT D8R8 U 7 R AW PET 13, #iffCT&5F
ETHDH, ZORF TR, TBENRY T ROBRFETHRITLTND, Fio, MmikCERiK 2 VT,
PRI SE & SR~ 5 /XA A~ — T — R Z 20 T A HEE LR 5 HEEOBIR D STV 5,
BOE T EEOVHEE AV, MiES T VY A ~—IF ORI % nlfe &+ 5 HAMi SR Sz,
EDIT, N=F YR LT, MEFD o v X7 LA DY — RERET DHMNRE Sz, 4
%, BRE. b L IIRENOIRENLZEEIT. £ LT, ZOET 2B 2 2 B OBRFE 3,
FECHEE SN DR ETh D, FEEITTCZENCBE L Tid, AL BEE 7 V2 RRIIEA L,
REEMF OB ET V25 E 2 ETo, ERAEORV., REEITTT VOMERNLEENRD, ZhICX
DIRERN X 0 R HED LD Z EnHIfF S NS,

PRRZEMERBAFTRICIE, B L UA NI BREETH D, BOETIE, EREREICRY, Zhb o
BOBEIAD, EFET 7 EABRHELINTEY , REBENLTHD, LML, ZOL TV MY OFERIL,
PRI Z LI, AT THD, HPETIET ) A RPH Y A b7 4 —JE, ALS, A SMA D LA
NUDBHEICRS>TVWD, ZHbEFARL L, 5% BRANINT S, MREHEBOL VA N 0%
HAEEND, —F7, BEROERIERZOI L, WAETHR—F Y 00 L T o /IMESE O RTER ]
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HEE L 7 — 2 DEFUEDBLETH D, FFIT, MRRIRELOMIEDG D720 D52H ) | RER kL)
VETHD, b MEEMEREZ AW OREEMT, 2< kb Ty, SEEMEKROERIT. DrE
MR H Y . B EHRICEBEOICES L TE ST TH D, FE, RAEOBE R MEERAE H
W2 A FEEND, RES A TRROBZBEERBEDEV PR SN TWS, Ll HFE 20
S TCOANMBERBEEEL 72> TN D, ZOEBMMEE KDRWEIZ, FREOSOEHE . AM OB
BB THD,

77 BEMTRFSEIC Ko T IRIE TR T OBARTEIR RS PR B O BAS T2N HEE Sy, AR MERIR A MR
BOMEEG AL HEES ., 2RO 08BEF»D, K2 OREBO, JRES X v U —7 BNk L
mole, BUE, MIBNERoTery VU= DR FaF—0 v b & LITIRETIEDRENRA LN T
W, o, IhH OBEFRIE. RHZEORETIIICLFG T2 LB 0, DAY LMEHT O
IRIEROERMEDRNLHETH D,

— . FERRASMER B ORREIIZEIZ. 7Y THIE, /NMAE . HRISRZR &L AR DS KLk D G- A3
b lpotz, KETIE, MREMEREE~OR/NLE OF L, REROFLEITOWT, £ 10 4, <
W2 XY |, Z O OMRARFIEEES LTS, LovL, BBETIE, MERR, &R OME
B & VEMRB OIS L ORWN DI 2D OSBRI OMSED LD —BOJLFTBMLETH S,
ZIVDDIITIZIE, — o FT. v VT A v 7 R, o 7RV, bk — B
Bi. BIUCEAN, SCUEHR AT EAN 72 EMETH D | R BB, MR E oM ERAET D
VERND D, ETEERITCROND T — 7 BITEEMITHEIN L TB Y, 7 — X BREVRL OMHTIZ 133k
FHIT A LA TH D, ZDOXE I, KOZHBFOHENALEE S, 612, E7VEIFEE, &
NMRFEEZ LA L TS BERSH D, SHOFREMRIZ, LV IAWHETIR D OFEE B, #AE LT
WS EDR B D, BIED AMED %l & LT EBIFZE3CRITIEF IO ER FERTH Y, 2Dk H 7
A A T OBIEREIRO BRRIZITE <HR, ZO X5 REGHEROER E BRO BT, BB THY . »
O AR DO SRR EN R REND,

— 5, KOOIV ARREE - MRS T2 U Y T — g URHAEERICEIDIBRLEETH D,
INnEYTF—vard LTE, BBETHRE SN A N=7 AL DMEEDEFIREO, 5725
WK BFFEDS IR S LD, ETHAEERICB L TR, 23— Y LRI L, iPS Mz FHu 7ol it -
BAERIROIRBRD B S, ZORRDPIIRI SN D, £72 MR A F MEARBEHEFIEIC X 2 BEEKERE
Z o, BEIEE OUEIRRITEOIE b A TV S,
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(8) FHRERYLE

FEY 7 A

® <ILFT Ly APCR THDHUNRR « I/ SV SRR S NARRIERYYE D R IR 2
WricZAE ST\ s,

® U UFUEMERLICLY A T PEMIEAIEGNTIRIE 2 < o AN, il
REFIZBNTLT 7 F U THNA—S N T WIMEREGYES N L T\ 5 7
D, FHY 7 TF o OEANREH I NTND,

® [ CAEMEMNRIZEE D D2 ORIl R EHUR & BRIR A7 ~ 7 AR S
DOH Y, ENTH H ORBEMMAE %2 XIS L BRRBRAED LT 5,

B - g id, EREL T 2 S AR INRIEIC K 2 HE R BIEE, & OISR bR 2 &
N BT, k722l & BN AR 2 Bldh 3 5 2 & 3B 72 Neurological Emergency D¥ERE &
LTEST BN TN D, BlEER - RIS T DHEIESLCHL Y A L ZZEDIER A EA L7208, SR
W, UANA, FEZ, BRER ERIYEDOIEZ)E CRERTIC L 5 b0 EZIKIChIE b ) 2, BIKEY
TIHECOIRRR R AR A FET 5 2 & BNEEE 2R S 07 < e L T L HTIlR T RS IAHRAEIESE S
T2\, L EZESE 2 THEIRS - IR ORI TIE, Fln-CRER B E0 B RINBEME S5 2, #E
TE S NDIRRAE 2 0 3 —F 411169 (Empiric Therapy) % T& 2720 RENIBIGT 5 2 & 2Vt
FTHY . FRKMEYORERICHEMRB (Definitive Therapy) IZORFDHLERDHDH, ZNET
—HDOIFIFEARIZ KT D PCRIEDERRZWICHW O TE 7223, 2022 FICRRINEL S 4172 FilmArray B
R R SRIUTK L RFRI T O A VA M, EEZ2 S0 4 BORREREZREHTE 2~V F 7Ly 7
A PCR Toh Y BRA AN E S ERALESTWD, 72720, #iZEE % 5 T FilmArray BEEER - MR
RENTEENTWRWHRFIR S B 5720, (ERIEL OMMNRZENINE CTH L, o, A¥ 5/ A
WA — 7 = v THEAR 72 ST 22 WA OB S IO LA AT D MEDR D D,

Haemophilus influenzae type b (Hib) U 27 F o & 13HFEAR S, pneumoniae 7 7 F > (PCV13) @
EMHFRLIC KV Hib BEER OIEFNTITITIHE Lz, —F. MiRERE TIX PCVI3 TH/N—TE R ILE
N 32 Y DS LR BRI 134D 60%I2 & & F - T 5, PCVL3 FEE A MLIFRL D HIZ IZFE R
REEMER IR A < . BEREIRLR & OBEA R SN TV 2 MEFM b HE SN TWDH72D, LViIE
SR IE R O iR EKBE A DB Y 7 F U BAR AR DI TV D, DO HIT 2022 41T PCV15 23 [E PN 3E
FARSNERE LI REREICRBET DY A7 BENVEEZ LN DRAZRR L U CEEERN
REE 7RV 2024 4F 4 A SI/NEOEBERIEA SN TWD, £7z 2024 4 3 J1Z1E PCV20 2AEANT
RUEIR FEAGE SAVEE I T S TR Y A TIERMRE G Y 7 F o OB bIED LIt TV 5,
PUlAE /) 7 v — T VHURBGRI O BERER ERYME D FEAE Y 2 27 & 1,000~2, 000 5N S5 &

56



. REEBEE T HERIOREIERE Y 7 FUBEREAKRD HNE N, mETHIIE LV, Zok, B
LEFRE AT DRSS, BRI LA O BB A C B R RRYIE ) A 2 B LA JE R D
TR D, Atk bIRIEE, T CHRGEIRBICIT 25 FRNIEOMER NI 5 Z LR RiAEH
LT, BYIEY A7 MRIC—BROVHLLERS D EZ 2D,

B DJRIRNITHT 40%DNEMENR R Th 0 | Bl LR 27 A L 2T REROK) 20% %2 HH D Z &
O, LU ANV AIKIZ L2 RENEROEIEMEN T TR I TV D, LavL., JRIEARBBNIEA I E
0. HIETIHRERARRE SN TEZMEREEOF D, N-methyl-d-aspartate H7 /L% I Lk (NMDA)
AR 2 T IR ISR T DS ARSI LR D HUAREE (MitlaR mitiAaR) 5T 5HE
SR DN 2 Z LAV L TV 5, A CAEMEMRITEMERK D 20~30%% L 2 FEREH 6T
70, AR D EBEARERIRBR L 2o TN D, ARSI R A 2 FE & 5 B CPUARER
MREHBEEA SIS E T A D= XL L LT, 20 OFUARED ML mAEAE B OFBLA f A
TEELZENRNEINTEY, RERIEOEBNNEFEERARICORN S, £D7D, 51 5
IR E LCRIBREAT oA R0/ a7 ) ARIEZBE L, 5 1 BIIARODEN R+ 07 s
I, 2 BIAME LTy 7 rhR A7 7 2 ROV YR U~ 7 ORIl 2+ 2 2 & A stoms
b EICHRI N TS, L L, ZHUHOIEANTNTI G OBETIIREARAZE TH Y . FFRICHAD
BRRB CU YR~ T 2T 5 2 LITEH LUVRILTH 5, EATIE 2024 4 3 AR T, B OOEN
IR B0 7 v 7 U L, NMDAR HUIRBGE 7213 LGT1 HUiRRE 0 B e MM S & x5l L7z
P R TV A= 7 OERKREBRPET L TV D,

MR FRYSE OIRFR X, BURHEURIC T 21RO A TIEAR 0 TH Y . BRI tE- TAE L A 16 0k
ISE TR E DAERBIEEREIC KT 21RO BERH D Z EDRH LN o TE TS, Fiz, Hjffi
AR 75 & A I A JEGLIE % IR R BT S A S AL, B ORI & U CIMR DS FR3E T
LT ENHDHTEBHIALTND, ST, MRERGWE & B OO MmN & f G I 2 7o B2k
DR L BT LT Y XAOHEENRD BND, £z, BFKEEZ S D2 ESE 5720120, FREE
2T D BHEEAN O BTN 2, Y L E R D7 1 A ~— 7 OB & FAEFREIZ DN T T 716
HEHE DR ENMLETH D,
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(9) COVID-19

FEY 7 A

® I/l RIRAERICEDEGTH - ThH, K « IIECINAE T 72 & O A OF
JEZ O, THRBRRERD,

o EHIMIERMNFGT 2H8F (Wb long COVID) 0T 7 F % OFIIGIZE
T, MR EOERECR BN S,

® long COVID, UV 7 F U ZEIRISITRT DR BARI & | 2R 72 & NZIRIFEIE O
NIRRT A BT e REBETH B,

Filam ;oA NV AEGE (COVID-19) TiE, 2MHICE W THRCO EV, iR, R - BREREE
78 EOMRIERZ LI UIERRD D, E2MWigk - BED Oz EBVRERE, RMMPREE, R
ELHET, EODTEEBRMEMGEIELZTZL Y5, ZNUOLDOEIHED S B, gk - BIECIMZE 72
ErROLGE. EMTRIIRRE LD, I 70 U HRIRERICEZ2BRTH-TH, REHDIKTL
T REE AT SN ONHFREAE T HBE, VI FURBERERETIIAL S 2, ZNHOAEDHED
REMEFT & L CiE, SARS-CoV-2 7 A /L A D=0 ~D BEHEYE, MMM ofide, ek, 1 -
A A v MFES H CHURIZ X 2 BB iR bE E e E 3B 5 5 ARtV R S h T b, BEDO THE
WET DD, Hx OAEIHEDFRREEMIFAT D Z &, 720 NCZE DORIEIZ S - T IBIRIEE LT 5
HERBR OHEE N BE THRD BN D,

F Y%, REIBERD R T 2 BERFET H, COVID-19 THIRIEND 4 i E T MW, 4
N6 12 WE TR, TR SRS, 205 biliatE L g ofER A2 A bE T
long COVID, & L < Z2E#% COVID-19 JEMERE & MRS, & 72 AR EEFEES (WHO) 1% post COVID-19
condition & W I AMEIEB L T\ D, BMRIIZER E U CIEBEER. %, MUE, B%, fdm, BEIC
JN%.. brainfog, #=iv, @RS, B, LOWL - &R, WRSE - BRIEREE . 7 & OMREIER & &
9%, brainfog | MO HFIZEN Do T2 K 5 70 ) IRREIZ 722 238 BERERR H O —FL T FLERESE . HrYH]
TS &I, LR AL, B S e ENEC D, BRI RRGENE T, B R AR NS
BT EBHY | IR AR S E R & OFEEE LR S TV D, EYEE OB
INDO%RBIELY R T HBRFIFTHMO—RET=E0 | M REALREVL O EHERI S D, T
COVID-19 D REEIFFRDOBAEFIE DMK T & 72D 2 & 2R THEBEOBRENR 2 ST\ D, HEES
NEHFEL L TR, T INODOEBE T 2RRIEHIE 7T ETNVEMLT D22 ENEToND, 2
P30 DT [ & it PN RFRE PR [ O B B0 HE LA T 5 2 LITMBR OB L 5 2 5, BARMICIEE
el LA, £ L TRERFZROTGE LRBDRWGEE O IERCHEEE 2 LT 2 LER D D,
F 7L A R T D 70 IR BT ORI A AR AR Th 5, Z4LE T long COVID DOFFHERST &
LT, MERNICERTET 2 VA VAP - RNA I LV 5] & 2 SN DEBIERIE, 2T A NV 2 BB H
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FENDHECORE, ME#EEIT VAV AFED dysbiosis, REMMME T2 ENEMINTWDER, 4
BO—JBOMIANRKRDHND, ZD D 2T, JWEBHETICEED TRBEO A NEZIRFET 5 72 O ORER R
ZHEHET DB B D, AT long COVID DIFEIE 2 T IS 2 fERRIAFX0, BWr-CEAERE, TARENAR 24
ETDIODNAA T~ —N—%FAETLILENDD, ZHEZIT O DI, WINIBIT HHIER R L
7= £ 912, Electronic Health Record (EHR) % W7o KHIE/2BE BT AT ANRKLETHY | HHAET
HHLNREA - iR b D,

T F ORISR T DAL LETH D, U7 F 0% long COVID DOFAEZ T 5 Z &K
LI INTEN, —FTRIBOES &7, BEMIIRLHE. DIEE, 70 « NU—JEGERE. HNERIR
TMARSE, EFEL IS OERRIEERIEE e E D 5, MRRFEIRORIRISAZ < | JHRECTERRIE DB %S
w2 D H BN B D, Long COVID & [RIFRICR2 IR Z2 i35 Z & | IR 2RI L | 16 IETRIEIS
DRFTDHIENRRDBND,
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® FEMLEE R & iy b oA HEE T DR A X D UNER D D,

ZHMEEAIE (MS), FIEFMIEIE (MG) 7 & OGEMT 250 U7 ek EER (o) 13,
BNEOAITORCK L2 LIofbv, B0 L TE T 5, MEGEREBDOBZK~—h—& LTI,
PERMNE XL FHNTND MG D7 EF /b2 ) U2 BRFUAS MuSK HTURIZINZ T, ¥7 2 - Nb—
JEWERED T v 77 ) A REUR, FARERR A7 F 7 AE (NMOSD) O7 7 7R v 4 Hilk, &
FEMAEVERN D 72 £ D NMDA 32 5 RHUASS LGI1/Caspr2 HUA, B AR D cNI1A Hiik, BN 48
F—® SRP H{A° HMGCR Hifk, B OOt B HAREEIFE S O gAChR HUk72 & Hiix LHLVWE I
RBRFERLEI, O TREEOMBANET & & H1T, 6k, FEHF N EE STV R o 7o it
BIZBWTH, BIET 2 HOHUEAR R AL END 72 & GBEMEMED IR B OPFIXIER Lo2 b
D, HHVEIMOG FUAREREDO L S IC, BOHKRA R L LIc2WA OfREEARA 28T b H 5.
I BT, BATEIKIZH T D PD-1 FURICRE SN D HET = v 7R A MAEFEEDOBHHIZL Y | IRES
DHEE & L TAE L 20BN EMOMMREER ML T 5,

T D MR B ORI, RIBEEAT v A RO IlAl e & Ok OB 2 T, ¥
L Oy TRERSE DB A HE A, 7o 72 R 2T L T b, 72 & 2IEMS Tldod A 77
VEENETHTE Y XA TR CD20 AR E T HA T 7Y AT MG X° NMOSD TIEAifk C5 %1
T DT VAT « 7YV X7 R EH S, S HIZ MG IZIFHiR CS 2R LTV ar7
v, BRIEYE Fe A (FcRn) Z#HERET52 7 HNLFXE Read /U F X<~ NMOSD (2% IL-
6 TEEEENE T LY N T U XwTRCDIY #AENET 54 xE Y Xv7 4 Efisiu, CD20 #4151
ETHYYF YT OB H NMOSD O FHIEIN Siiz, S HICHT- 7200 THERISEO g R B %
HIED LTS, B LWVIRRIEORENLIZ LY . X072, &2 WIEH- 2msiEfigi ki G on s
— 5T, HEITIES B R I O (R BRI A 2% R RAE 7 & OTRTRERF R R S OHE B E L TR Y L 18
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PRSI IR L, MU TTA T RAZ A NDOEDREERELZITHDOT, 5l &k & REMNREY
MEha %, BEREFHEICE > THX TERL T ZERRAIRTH D, [FRFCHR RS, K155
KD B RIS HTN R O FREIREC Y A 7 B T- 0 63D B HEhi ST 2 EHIRY 7o 2 [FHEE R
FEFRAIDMA T, BEIOREL VA N 2ET L0ERS L, BPEEAGORET —2 22, 2
Wi, 1BHREINE, PR TR EDONAS = =7 T Y A LERM L, EBkERDOFE~EKT 5
ZENEETHD, THUTIE, BREREEE) Lz, (RO B CPUAS HLA 72 & OREFR5 1 D%
TR 7R ERER . GWAS R LMRHT 72 £ OBAR T I 28T N 2, — M4 < 7 A - Z22/4 2
7 AT R RS D Z LIk 0 EAYREHIEIC L EE 59, AlEEAe A ERRIGH T & B ATREEDS &
b, EHIT, INOHABARERBL YA MY ZHWT, 707 RMCKOIZERER & o2 L0 A
MK DRFZREZMATLZENEEND, FHTPIERCRAEEICB W T, 1A T MRIX PET 72
E DR UHERICRE T A Eife T — ¥ Z RIFFICH L STV ZEREETH S, T CITBMERIENE
i3 = = — 1 XF— (CIDP) B L U'NMOSD IZDOWTIEHEA L A b U BENENZ NG S
Nz, T ECTRERICEBIFRICIBRS LI N v AL —va b L) —F 2 LiEd >, BRREF X
DEONTET —ZIZHESS Y ANR—=2 « hFT U RAL—2 g F AU —F 2Rt L, 210 DA/
B L C, 2l - IO L & . unmet medical needs DA & Z LIS xE T D HEFHHITEHE DBHF & Al HE
T HZENEETHD,

BRI - RIEFHRBILFRFICHRR AR T Z L 3H D, 2 b ORBITEF D55 FIEERIFED FE =
X 0B RIBEITIENER SN WTREMERH V. L 0EINRRBOERMNPEE CTH DH, PRI
EEELTENETHHEAIZIE, X—F =y Mi, 25V 7~ =7 A BANE, A1 — A,
AR AR & T2 HRBITIT Y = — 7 VU EBRE, AR & T2 RBIIIZRH R - BEHRDZH
D, Yoo K= 2%, PARARE, RBRERE, oV bENE LSS, MEER L, MkEEE
RAHEIL, RLE 4 TR LT 5mEZ®RE, EMRBINRE, il 2 308 & D REEIEZRBINRE
/NIE & T LT % ANCA BEIE R (BEIEINZ I8 M 2. AFFRBRVEZ T S ME N 2FIEE . 2558 ifl.
ERVERIFIE) 2 ENRH D, T OM, MARIZ KV FRAFRAER 2 k350 ) VIRETURIEFERES, U v
~ T MIEAE. RS3PE (Remitting Seronegative Symmetrical Synovitis with Pitting Edema) JEEREZR 53
0%, W2 OB TITAFERERMEZ 36 I8 R ZERERE IS 69 D51 IL-S Hifk7p &€ 7 7 v — L Hifk & &
oA FEIESLOBRRENZIRICHEA TE Y | JEROBILN LN 7o, —HZWNZHB 0 TH 2018 F20 6
EZEIRAK . EHRBINRS (2%t 2 FDG-PET Ma S RERIE I & 72 o 7o, A% T2 2W - infRIc kv B
I 7RRIm SR C & DIEGIAE 2 5 & TSN D,

INbiE, EFRETHL0,. < OE&HIOFMARPZE L TWDH25, R AEE O 5131
TR, LarL, #Z8IE, ADL & QOL Ik b RE S WEB L 525, £/, M- MR O%0E Y
AT KR OTNETRR D, ZRbOmND, ERE., E#r T, L0 %< O ENEE DS
EEHEBPMLETH D, fEFl, VY —RAOERMERIAITE o, IR & s & O A HEE
TOHRRAEZ ZNENRH D,

61



(1 1) REMHERRE

FEY 7 A

® HEME ATTR 7InA F—3 R (T InA R=a—mXF—) OTHEN
SIRNAJRIEIRIC K v E L 5o d b,

® BMESIEMERIMMESZHE =2 — 1 /F— (CIDP), ZHRMEER) =2 — 1 /XF—
(MMN), £ « NL—JEfERE (GBS) DENAT A K74 U RMET STz,

® CIDP, X7 « NL—JEMEHCIIT B AW FHARA OBRRE N AL TN D,

® CIDP DL T A NUPHEEINEENPED LN TWND,

RIEPRRR I ARRRE R (4 - PR & RMRRE (BN, EEZARRLE) 2S8R TH D, K
HWHROEE (=2 —a/F—) [ IFHZEMR - HVET, BREE (LOTUR. R, I . 3R
[EE (b bh, BITHEE, BERE) REDERE L THLDND, WTILHHEED ADL & QOL
ZRE AR, Fo, WHEH - MERBESCRTYL 00 BRI T B ORI B A X 72 LB & R0 5 D
BHELREHTHDL, L, BEORKEVIBLENLIX, EEARTARBMICH D LEDE D54
e, ZORKE, OJIKZEED common disease 7> b A/ DR E THO THIKITH =572, {BFEOK
AR & 72 2 IEREZ222 W D72 9D121%, BUR TR E SRE LTV 2 MMIRINFHEEEIC L 5248 - AN
HThDI L, ORBRFRENIIGFRIENHNL LTRENELDHCE EEoTnDH T L, @EEREE
DELFIHPEBTH Y, JREBMHAKCEELHAESNETH L2 LD 3 RIENTHIENTE D,

KA AFHRR R (XA R N R SR ORI S DK 10%58 % 6o, DAETOREFHITH 1,000 1A & H#E
ESNDEERERETH D, 720 THREEHDZ\ common disease 1T RN = =2 — XF— (HWN
HEEBEH 430 HAN) LT na—niti=ma—an"F— ([[A220 5N) D2OTHD, milkE, KEKE
72 EOEFEMIRROYERRDE — R RIBRIETH LN, 2 OBRFIXIZORERHSICERTET, =
2 —aNRF—OHEITIZ L o TREE, BUIWR E2RER SN TN D, FRCHBERDOZ O, FERIFE
Y= 2 —m RF =IO TiE, REREMEOHENDE TH S,

ZF OO FEBE 2 KRR R L LT, Yy /ba— -~V —- ho—RfF, EBEMEATTRY 7 2 2 A K—
VAT EOBARTERMMRIE L, ¥ 2« S L—JEERE (GBS) <° CIDP 72 & ORIEMEAR MR B &
WD, BIEMERMERIEEICS LT, ki —7 v —2 Bl LT, BT 2lETrEROS
LRDPEFTEKD L L BT, D TREOMBICE SV TR BEHER OB ALETH S, #EislE ATTR
TInAf R—v A (FHEMETIoAf FRY =a—oF—) (2oL, TEAERKEAR->TWHWD T
YAFA LF L (TTR) @ 4 BIROMEER OVEEZIET 22 LT Ind FEREMET 2277 2
CARAT VI v AR TTR mRNA Z 925 siRNA RN E ML I, TERPIKESEELSOH
%o BUE KA D siRNA 07 & F& v AR 7 & DIZRIEIRS T 7 AREIC K DIRBAET L TR Y,
SBOERDFEEPEFEIND, RIEMERARREIRRIZIVTIL, CIDP, GBS (3192 43 FAER TR L

62



DERFEDBEED B2 %, CIDPIZE L Tk, A% OFEMH, EIRMLTE, =7 ZAIH 2R
Dlesd, A=Y ¥ RUARBIOREFI LA N U ANERSL S, SEFPRERED HivT\Wd, £7-, CIDP -
MMN OHTA RZ 4> GBS DHA RT A OBEN, HAMREAFECITbiv,
FREOBWROBBE AR O HRL Y AN A AT U 7o AR T K D 02 IBAE OB IE, R
PR 2SR DA N L ETH 5, MRERENF ORI, M phke B M 2 82 TR ¥ 2 R
PR SN~ T D HAT OB . RN~ O SHRRE I REAE L & 2 R A AR B O SL 78 £
VB TH D, FEEMFKIC X DIFEEBOMET OS] & AR AO(REDO MmO ETIZ LV | RAehRR
BITFIRE BIET 2 LR REE 72 5,

FAFHREBODGRDORIR ESEOSEE

63



(12) BHEKE

FEY 7 A
® HHETHWE SIHEEATH ZIRMEFEN T I A4/ 3F— DK A, 3R Y v
— MIEZRTHDHZENHLMNE o T, AT, R—FF—7D
— MEZERPERGOBEU LIERE S XE T W) FHOBEEZ I 52
EL. FTEBEFORBMEZ RESEZDZ Lo Tz,
& LSHELICHRMFEAICBITD I E— MIRERORENETLEEZ BN, vy
7V — Ro— U A& DT RAEH| OBfH N LETH D,
® ENEIIANTFIEEDTDODT ' ) AT I BN, JEEFEE OBFEMRS S
L, 2024 43 AICKR ST,
® Tl XBFFHTA IR T 4 —DIFEN, =7 V53 AXy T EFHET LI
EIESL, BV R TAEACKYAEEE e oTn, MA T, =7 V44, 50, 51728
ERIGE LTcmr YV o s A%y TIRIEEEDOBFE Y AR L FCK 2 L2 T it Tn
Do
® KETIE, TavazrXMHTA a7 4 —[NHIT T/ BEET A VAT X —
ZEH U728 s 1R Elevidys 238 Al &7z,
& LT, VA IMrT—lRIEEZ BT AREREEL G OER IR ONZEE
BNERLTWD
® UL KTt rOfilitk DL e X OHE MOk N 2, FrflEs iR
PEDBHFENZ [T T TR BR FE M (R OFE i S LB T D

R R D BB BT RRARFRIE B & Ll U CT/h 7203 BIRN ST DT D IR R 72 TR A T
LTWDHRBITIEE A LR FRITFEA~DOIE N R b S WS EO—D2>Th D, IV 2E0a % 1 5 =Ar
B2 A 3F— (GNE 2 A/F—) T, ¥ TABRO—FTHDLT Y /AT I VBRI K DHHIGHRIEDR
FHNT T IT FETHED L, 2024 42 AIZEATEE OFEHRS 4@l L, 2024 43 JIER SN
Too MWREZDOT 2 vz XAHY A br 74— (DMD) Tld, A7 rA RpEIMAMEEH ShTnd
ZEITMAT, DRETIEAT FA L TR L T2 VU B3 AXy TR2FHETL, BV RIS
D EPENOREFRIESE T & U TR & BIAGE S Lz, 72721, BV b Tk T X HiR#x 5 DMD
D 8UIZBRE D72, DRETITIRRMROILRDTZD, =7 V44, 50, 51 0 E&xtG L Liz=
7V Ax y TEORBNED LN TS, HARMNIFAOEILRGERMERH YA a7 0 —TiE, A
T a4 RIGHR & RERGLOBRRBRAEE SN TV D, RACEWHREES A he 7 4 — - 247
1 TiE. =Y 2u~A v OFMMEELREET 2 EMEEERP DK T L2 Z LTz, ¥y v

64



~ =T T ARRRERITINA T, FfE~OBATIEZ AN L7z siRNA EHEDOBHFENEA TV D,
o, SRR, KEHRIRESNDRIEEHRB T, BIBEEAT a1 FESQE MG SEAME 1
FiaR L L CORSITEN TV D, Z< OBFIIHRBEIEL L TOMMETFE2%E L, B EAIGICHIR 4
BEER L SN TWD, BIEHERENRZ VAR, JHEERIC SO BTBIESRIERR SN2 T, 29 - EIC &
S TRONTZ LR OME & U COM MO iPS AL Z FI 7B & 5 B AR BN 23R D B 4
5. £, PIRIEDREZEN L MEERBMOBM: LT S EECTHDH, it EmiEic
HOHNDHF N aX=T T 2IRFEE LTCHEHERETH Y, Sl 08072 BTG ORERO T2 ORI HE
HTHZENKLETH D,

FASIDRBEH A OT —DEL RSN EDTERTESRELSICRDE

EJLbZILEZ, (NS-065/NCNP-01, VILTEPSO® ) DELEERZTEER
EEVOREEER. BEVOHTDA DT 1 —

IOV« FvT (F8) ERZEULHD A OTr — D728 LES
EERESET. FHOEDRE (I I2/MELCDONVT. —EDFHEZES

HIZArOTr—2R8 s BILTAD JEED
s TOVS3RFY T E#FE
o= P N + 80 mg/kgDAET1[E]/E2
R RERS

B
Lj: ]‘ " UMIN: 000010964
N ClinicalTrials.gov: NCT02081625

=P N Science Translational Medicine,
o 2018

F13 T RE \(oj'm BRI

o=

EIL S ToNERE
> 20194688 #AVEREEEROEEIE
> 2019F118 £ =ZBRARBIE

HER ; BonfFEE ‘ o s 5
T DR S4k > 2020428 HFDANHERZSRFEEE

1977 FITOMRETRE HIZ X 0 REBEED L Sz, IRFSERA I 4/3F— (OPDM) 12D\ T,
ZDJRRA LRP12 O 5 IERIERFERICAFAET D CGG VB — MIRERTHL Z R L LR o7,
CGC V &'— MEEMNBET 2HE L LTiE, MEds X BIEURE - RFFREMERE (FXTAS) . AN E A
i (NIID), HEMNIAEZ £ 5 IRHSAT < 435 — (OPML) ., HRWABEZRAI X A/ 3F—72 ERA BT
Do PERBMEDIRE LB X G TN I D OB, FEMRERIRA 72 0TI L 0 Z DERIREBIZA—
— T T PFET D Z LIZRO0NIZZ Enh, ZNERBOBR T EIZ CGG E W) [A—FF—7 D
VE— MIRERNPEZDLZENFERTHL LRI, Z0Zenb, VE— M EF—7 L REM
DENCIRVBIEA B 5 &)V BE— FEF—7 « REUEGE L WO oS ERET 2 LRz, Th
HOHEBIZILET 2 REBEEOTFENEZONDL LWV ) BRTREMEZ KELL L2 HbDTHo T,
ZOHBWAIT, CGGC b LT CCG VB — MIRERNBFESNLTEY, ZhbD U B — MiIRZER

65



(2 L DM EAOFE N RE SN TV 5,
ARFIEIE, FEFRRGEIR D U & — M EZRNITES < OFRE TR S, BRIZIE 5] 0 38 JE R A

EHLHATEDLZLRPALNLE R TETND I L E2ERIT, BMROEEIZBWTAMER, VYV —2A
DERENORIIRD YT ) DFREITZ DR E CTEEX CELIEREETHL I L AR LTND,

ZOXORY E— MIRERIT, BEMEOMRIEEDRIL G PR AR B & QNI
BLS OB O RE (common disease) (2 HBR L TWDAIREMEN B XA OND, m T — Ry —7
Y — O ZRIEINC LY ) B MIRER L FEREOERI HIZH LN END & TPHREND,
Fio, VE— MIEARIC L AHREBIIEBIEIR SIC L HIEREO B VERIZR D LB 2 b, SR

TBIRIEBIRICIERE T2 LI S LD,

BROREEEATAISA) (F — TR A
(OPDM) (NIID)
FMAUMRIFR
» BRICHARSECDEBELTER (i 980
» BNEREAREMBREGEUILTIRS)
» BRAFSE

» AHAT, HBERTEZATARTZHS .
NZTENASHERDEZIIN—RIGEARE  satwomwonr-mns Ak

» NOTCH2NLCOCGG/GGCUE—MBRZ -
RNERTHIENES MR 4

Ll
K. oo UE—hEF -7 - RARBGHE
Sat hi & Kinoshita
i D ca6/ccaUE—HEBABIREC T

Arch Neurol 1977
P 1977FE (A THRBESHHT FHREBRARIN L

» ZNEREREIEREOUSTIRS) —

> RARE BRBE. RiENE 2

> BRIRT 5. BRIRES)IR. SR VA - FORGS T S REEEEA s F—
fIOEHIE T

» BHERT, BIEMEECCMATRRDZEREEYS » CGG/CCGUE—MRERZERICLDE TR, REHPFEENS
TENEFAE BRAEBRBISANNF—HECSTENBESHERONR

» LRP12, LOC642361/NUTM2B-AS1, GIPCI, » AR BBEEZSNTVEINSOEEBEN —DDEBEIARINSAT
RILPL1, ABCD3MCGG/CCGUE—-MRRICLS HITENBESHEROTIZ

66



REVIRIERL A N — (50 FIE)
(AARMIR RSB
B RE. I F#—. MR ORERL. B B, MHE PR, HROE—. M
gaR Rz, AL oo, miE REE. - AW RE R R RS RE EE
fEl FHiE, KEE VR, MR IR AL BEE, 2A Heh il B

75 2024 fERRLA /3 — (50 )
(A AR TREE)
<[PREAEEE S >
HA OEH, B . SRR JRAL B EL BB #hEL. T E—,
R Zde, W B, B BETRS. JNEPSE OB BBER O RESR. N R,
FhE Zuk, TH O ER. BB . BE BRE§. ¥ . FH =l
G FERE, PEO. O EHEE K, AR By, S R OKE R
P rE, A B JORE L iR R R B B PR
ST/
<MW 1#>
HA HmL, A WGz, FUR MEE. i FEL BHE KR TR Z2ER.
HH FEE, PIE FA KE-B, AR TS TANAE S v a v

67



Practical guideline
for the management of
adrenoleukodystrophy (ALD)

2025

RIEEE
YZ2bAO74—(ALD)
SEHLAFS542025

B TSAVYY LR NIAFIY — LR
(BIBAEYAMATr—Z80)ICHITDREP2MH - RHaRE
A[fEE T D2 RIRMAHIDIEILICEA T DRI AR

wEBIBRAEYANOTr— (ALD) ZERHT RS 1V2025EHEE



Practical guideline for the management of
adrenoleukodystrophy (ALD) 2025

REAEYZXMbA74—(ALD)
2EHIMF51422025

FSAVY—-LRANIVAFIY-LREIBBEIZANOTr—ZE0)
CHITZREDN - FHRREZTREE T D 2RIBHAHI ORILICE T SR AR

B2

AV

N BEIBEEYANOTs— (ALD)E2ERAM RS 1 V2025(EREE



BHAA 74 VEEIMO T B 725 T

FIBHE Y A M1 7 1 — (adrenoleukodystrophy ; ALD) 1%, EIEA S & KRR OBl % 31k &
5 X SR ETRETH ), BMAREIC X VERZE 0128 A/ RKRE, SRR, %
THEORME & O Wk E % £ 3 2 adrenomyeloneuropathy (AMN), B A KINEL, LVESIEH 7% &,
SR mRERT R L, THRIRR) T

JEAE ST R AR TR A B 4 BEEMR B BORITE R, 714 Vv VU — A0k, St F 2y — 495 (B
FEYA NI 7 4 —%2E8) 10817 2 R HZH - RUNGE L WRE & § 2 B AMEH O 123§
BHFze ] (WFgeftEs  BILEZ) Tk, 94 VY =431 A, ALD, R4 F TV —LJFIZDn
T, RSO EONEE OEBERE LT, SWEREDER, L - 5, LREHRZTD
LB, BETARITA VOEKR - BFHdbEOTBY F7

THEIA KT A4 2 OEIE, AIEOMZERERETH L HERBLENEFL, INFEFTIIRIX
75 (2017), A ZHHE DR (2017), BEIEEEY A ME 7 4 —(2017), &3 ZHEE1H(2019), T—
T 2¥5(2019), 7770 —#(2019), ——=< 2 Ev 7 CH(2021), 23 LHEHE VA #1(2021) @ 8
DDLEIA RITA Y EFTLTENY E LT

A, BIBFHEY A M0 74 —(ALD)ZIEN A KI5 4 » (2017) OREN2H 720, aiklFEsE, T
EEMATIEA (R RFE) IR A F T4 VMEREROZBEY BB LE Lz, £/, KWz
ELTHOTORAE LT, BRAMBEFFS L ORMEFEEPLFAREZITH) L &L, HARM
RS DI & VW 72 b A oA (EIRS EEFE AL RS, /Nl (BB RS, IHGE
JerE (RKF) D 3 Z % &, ROBOBEME 23 BICHE - WERH, PAT~YT 4y 7L Ea—
(SR)ZER, HY4EH, FRHHIEL LTboTWw7ZE$ L7z [Minds BEA A F I 4 2R
¥ =2 7V 2020) (LLF, Minds) ISR SN2 FHEICED TR L, WA O 4 =T 05
110 R=JLLEICHEE - s, BITEFCICHSFEEELE L

KA T4 2 OEBICEE L, FAIIFgeEEE & LT “User Friendly” %2774 R7 4 OfEf % B
FEWL F L7z, ALD BAARED—DTH ), —H/NERECHRENFEHEA H &SRO TR
By 2 L3P VKRB THL LR BT R, FILMo THRATHALWVERSTWETS L)%
HAFTA OEE BIRLE L7

KA RTA Y ONFTEMEDRE NS DOTT DS, REEICR UADLWERMIC S FARL T VE
o TBNET. KA FTA VD, HMBEIEDLLEWRIETEE, 5I12E—KkZHEDL
HHRERGERED T A OBERIINOZ 2w LET. /2, TELA, A I Lo,
KA RTA ORI D> TLEE 5724 L DREFIEIEHBL LFET

2025 4F 10 H
JE A G R P B 4 EEA TR BRI 73
[FA4VY =20, XVAFTY—2FEAIBHEYA PR 74 —258)I2B1T5%
BIAFSWT - FANGH 2 W BE & 3 2 BRIEAVAHI OB 3 2 W5
rgeaEs Bl Bz FEEFRS)



5334
—REAHE YA M7 4 —(ALD) B#H A4 FI4 7 2025 DWETICH72 ) —

BHEYA PO 7 4 —(ALD) IZ XNV F 2V — ALY 287 Tdh % ABCDI OBInFHH 12k
I?éX@%Eﬁ%ﬁw%fﬁﬁiﬁff FAHB PO HE R ﬁ%%%tti?
AALEM I R RS AR IR O B FRILDSRE S SN TEFIIEHT 5720, MO EHAHIET;
FROWINIEE R BWERAEIZ 2 ) TT5, WEANOBEEIZ OV TSP 2o TwI A, £

725 % % MR T & R T AL & ORI % <, FERERTIC M L T PR TIMIZBR A CIIATRETY.
— T, HEELRKERE & DR OTHUEEIZIIFIER T & 5 721 R OB A 5 FSERTZ A E
I T

BRI ORIBHE Y A b7 4 —FHT A F T4 > 2019 TIFFEIEME 2017 4FIPERLR,  H AN

RAHER DR TH B HARLERAHER R OMmE, AT T2019 FIHIILL TwE .

S OYETTIE ALD B O FH A LBEICSIES 2 2 L 28 £ 2, AR B AH#%5
LKL HARFERAHRE S L OHFETREEE T ED TOE T, FIZHE A S FH 7 4F D E5EH
L. BAEEA 1) B2 AE S ANE NI 0 AT H R0 ORI EL, /NI - IR R 3 & I RS A 4 AR
DERI L DB HNIE, BUEEEEOFIEMBMOAINE, T L >y + 4+ A VOFEHEIZONT
BO TRFOLBBMRIZE DV ATYT 4 v 7 L a—(SRIDVLIERELHER L T ET. 512
ZWRAORBIGER, HrERA7) — =2 ZTORM A2 EEINIZB W TS BH 2 I & < BHERE
WAL TETHY, RAFED EOTRIOTET > A CHHEREREL TV T

RO RAIIBE L L COREFHE R 2R L T, ZORONY 77T K71
FarBQ) 14HH, 7)V=ANITAF a3 (CQ4HHESRFAVLAN RIDOILEY 7 A
4HH, B - BFLEEHEDP L L) 000 5 R LTI

CQ TIXIEARMIZIE Minds BT A N T A4 AMERH~ =27V 2020 Ver.3.0 |[Z# LT SR %17 - THf
B EEF R L T E T2, AAREICTUMN T ET > 2044 WIHE 122 TR IR’
BRA A3 5B MEIZ KLY RC-7 evidence to decisions framework (Clinical recommendation : Individual
perspective) & VER L 72 L CHEZESC & i 2 /B L€, EIWNIZ BT /N BB SR b — % 28— b
DERBZEZHTHEDTOEY. T L TR 2SR ICE L TIIERIFRRIERER S ERIc X 5
BETRELTNET.

REBILCLOHTERT A FIA4 2OV BN 72 TORBE OFERICES 5 & &
biZ, COUGEIRDERE S AR IRKE, FREICE o TEEWN, »2OHFHRBHEIAFIL el
THLTOEHFESADOTRRL QOLYFEICEN L Z L2 LL ) HoTHE T,

2025 4 10 H
IBEEY A a7 14— (ALD)SIEN A KT A4 MERTE
LERE TEMT (w;zﬁjz%)



WAL FF7 A4 Y OVERITEICE LT

ATARTA ik, [Minds IR A BT A AMEH~ =27 )1 2020 Ver3.0J (LT, Minds) (23
TR E T2 72, SRIOYETICH2Y, BIEFHEY A a7 1 — (ALD) O WHARIZERZ 4 TT,
EERBG T = — X155 5 EEHIRFE (key clinical issue) & 7 A N J 4 VERZEE S TR L,
FhaedbblZ4ao20D27 ) =H )7 T AF 3 ~ (clinical question : CQ) & 14D /Ny 7 75 v K2
I X F 3 ~ (background question : BQ) Z i%7E L72. CQ LRI TAZ LA HLINITATYT 4 v
27 L ¥ 2 — (systematic review : SR) % 1T\, HEIB L DIER % 1T - 72 R L OERIZH 72 - Tl
CQ 7 7 M AT SR ATV, LRI T B 7 AW 7 VR R E R E I B L Tl BR 1%
BA A9 5 HEMEIZ LY RC-7 evidence to decisions framework (Clinical recommendation : Individual
perspective) Z1EI L 7z L CEIWNIZB T 2 HMIROGE 25 THIEC L @S2 E L 72, 20, &
A ZRHEROBS I L TE, A FIA4 MERERRTOHRFICL Y IE L7

1 JUZAIVIIZAF 3V (CQ)DRE

CQ DM EEF & L T, PICO(P : patients, problem, I : interventions, C : controls, comparisons,
comparators, O : outcome) X VT A N7 v T %4157,

ZNENOT T b AL LT, BRRMEREEZFHMIL, EEEOEWT Y b7 AL TSR
EATWIERESCOERL 2 1T o 72

2 MEkRER

% CQ DHMFENF— 7 — FEMERL, HRMEHEMR R BERERREEME Y >
5 — )\ CRREE 2 K L 72, The Cochrane Library, PubMed, [EH'iE Web & VT L 72, &
ENTBLIZOVTE, WLERPS KA ) — = FR{ENZER L SR Z#E TITV, KL%
FLCoRAZ Y ==V 7 &ATv, ZET Y A0 &1To 72,

3 YAFIYT14vILE1—(SR)

HZIVETF Y ZADOEOFMICE LTI, SR ZE72 Minds D+ I F—%Z# L, 240D SREBNZ
NENTNA T AY) A7, FEBEEOFM LT, HEL, &% SR 21ER L. X875
ARSI PO RCT I HFAE L e ro 727280, EMEM SR 2 FERML, T V7 ¥ ARERFHEI% 5E
Jiti L7z

4 IEFTVADRE

BIHEHA RTAVICBITALETFT Y ADmEL, MESNAEENELT LB T ARELER L 2
L. BIENA FIA MDD T, ZEF U ABEOBREOPREIL, |1IZHEL TTo 72



[R1) IEFYZOEOBEN(ae)

A (58) MROHEEBISEIEENDD

B (4) WERDIEENBICHPIZEDEIED DD

C (59) WRDEEEMBICH T DIEEIFRENTH D
D (£THHL) DERDIEEMBHNF LA EFEETEF

Eﬂﬁ?ﬁﬁ’c@fﬁﬂﬁﬁﬁfﬁ IcE) I, iz T2 EZOFMIIG LT, TET Y ADH

RO, LRI T AR ‘/‘Eun Ry HEZEERE 2B L CTld RC-7 evidence to decisions

framework(Chmcal recommendation : Individual perspective) & {EfK L 72 F CEINIZ BT 2 HMEOE
BERMERL.

5 HROER

SR~ =L A= Fad L |ZHRERZITo 72, #HERORIEIIBVWTIE, T 8T ADEEF]
WEEDONT VA, BEOMEB 7 EENRL CHEO L —T 1 ¥ 7 %1{To72. CQL & CQ2 2
2\ T L GRADE ® ¥ A 7 A O evidence to decisions framework (Clinical recommendation : Individual
perspective) X E L7z ECHERD 7L — T4 V7R To 72, #ERE, TV A0H LR L E
DINT ¥ AZPR L THRES L7z DR S OPSE 120V TIE, R2IZELTT- 72,

(R2)HEORE
BBUVHESE | T35 E or IOV EZB<HEET B
L 2 T35 E o fTOENC EEFHET 2 (BRI D)
=L EB5EBNZHEN

HROBS (1, 2, ZL)EZETVADME (A, B, C, D)AHRLTHLEUTOL) ICREHKS N
5.
Bl DBEEITH L THEELIT) L 2T 2 (1A) =(EVIHESRE, RIS )

BB LTHREEIT) T L2 IRET 5 (20) =(FFVIEFE(GRE), FHVIRILIZIES )

6 X—ILEBE - 118F

ZCQOIUET Y ADME, IR LOHEDORSIZDOWTIE, HYDOIERK - SRZERIZL 5 X —
VBT ITV, CQ I TWFﬁADE%‘&@ 7’F‘J§&:£®/\7/7\%$ﬁlﬁb HERDOR S |ZONWT
BEREESSHOREIZ L Y g L7, ZHESEEE b B 724 CQ DHEFESL & Iz DV Tk
WZEE 4B iéﬁf@i—k%—i%ﬁw %@?fon%%aaéka:.

7 BEAARSAVDHE
BEEICB L CIEAi 2 SR L T4 BQ, CQ, WIHTDH A T4 VI L CHEIZHAS < it
FiL7 BQUHMLTIEZOHHOBERDZX A8— ML) THWTEF ¥ 2 ICES VTR,

liv



ERELIZNEEZRHEIIIMERZER S TIELL. o My 7 2 LTI F A8— M2 X
DA O LT YT > AR TER L 72 b O 2 EZE & CTREEL 72,

8 FWRBICBIIINHMHAIET VRAICEDILHA RSA /{ERDEER

GEDITA FTA ERIZH T2, AEEHDBRETHIRZ 308 L COBERROME S BIEN
IEH ISR EE R IR Ch o 72 H9I2 CQL, 2 OIEMEAINIAEHIIZ B L CIRHERRGT & L THRHR D
KR RETLH I EDPIEWICHEETH L Z &, HIREEIZ DWW T historical cohort D7 — 7 5% £ 1)
Bl &, —DO—DDOMEDEATS VRN L, FMAELTAYBENEZITHIZ LT HIERHIC
FREHRPRE QR Y IERENPEL L, FalFWRAHEER 2 Lo, SR aRBcEEE2
HEMIZdH > 72, ZOHTH MINDS FHE R IZH#% L T RC-7 evidence to decisions framework (Clinical
recommendation : Individual perspective) bEH LT, TXARY TV AR I F A/3— FOEEIZ
HONWTHA FT4 OEE BEg L 72

9 SHEREHEICDWLT

RIBHEYA MO 71— (ALD) BRI A K74 VERZE R CIZEIE & (R, H AR
WRFEFE, HOARMERFERICL DR, N7y axy b, KEFHRIICBEEROER LMY A
NTHESWAEERT 50 & 512, BET 2 HANSMRE SR, HANGWSS, HAEIL - oM
fageiharsy, HRY AR ) — = 0 FE | HVRH 2 KT 5.



i S Lk

OB : [FA4VY—LA, NFAFIV—-LREIBREJA MO 4 —ZZV)ICBITS
FHAZH - RHGRZTEEL T 22 RIEARIDFELLICEE o S 1 FRZIE

Off%  BIBEE YA OT 4 —(ALD)EZEA A RS54V 2025 ERER (RER | TEHT)

BAREXRHEEZS GBS - 2BA( RS/ VRER 1 /|\WiLEE)
BA#EZER (M RS/ VRERER | INFF 1B

BIEAEYZ bO7T 1« —(ALD)SZ2EA A RS54 2 2025 (BIERE (RER : BHEET)
HAFT (WILPET 1 87 4 AR ETEE)
TEMAT (HARLRAH R ES)
it AR (AAMRESR)

FIBAEYA MOT s —(ALD)ZEHA RS 1A Y 2025 ERMERS
BFRGERRBEEES

FEMAT (RS, B (R ERR EmbE), IRIEA R R & ER

REF)
BE#EES
i BROEEURS), NESF BELGTBRT), MINBGE CGREURE)

BIBEEYZ MO T «—(ALD)BRAC RS 1Y 2025 (P ERR(EER | TEHT)

{EREE (75 )
Gl
NEF B
T
=
B —
NH #
AREEA
N
LTSS
Tt
SN
BHAZET
=T
Siliili o=



vii |

R I

YAFIT 4w IUVE1—(SR)ES (L F)E)

/N L
AR — 42
IE 2 & %
& BT
R IN

AR

TR EIGE
BT

SVERETHE (P 1E)

H AN R4
H ARG
HAGE I - e s o
HASYAAZ) —= v FEey

Minds H4 RS A {ERAEE

AREOE (H AR RE S



Introduction

FERLOER

KITAFTA 0, BRBGICB T LEREDOZEOTR— e b I L2 HWE L THESEL I
T 2L5D0THY, KFHAFITA VO THED) L ITHRET LD OTIE v, HERLOHIC
X, TFAN- PG roEEN, EBEOEEHSGTOHNIL, e 0BE, EEZORR
WKIBLTIRETAREDDEEZONDL. BKIA K4 VORI NS> TS UETES
PLTYET S L RRFET 2D OTE R, HREMEIIE OBEORNIIE L TCRAEL DT
HY, KITAFITA L OHFEESE L THRROBIGICBWTERITAE T 7RIS LT, &
HARIAVEEEEAE) ZLFTE RV, AT, BAA NI A JZEHREBEH OFRE LCFIH
ENDLZEHMELTELT, HLLEFTLZHREICOVTO MMM LIERZFIRL TS, Lz
Do T, EFFBDE LB EI, RAA NI 4 VDTRTHEIEICEEI L 2o 72k v ) B Cl 8
DD IEHWMEINDL I EEABYTHD. KFTA N4 0%, BRBSO—B & % 5~ AR
ENZHOTHY, FrOEFEEZELLDOTIE R

Hi4 RS54V OMHREFIRE

RAANTA4 Y OFHEL, —Reo/RNBRHE, WRHE, NG ME, s NERE MR, i
MRS E MEE oA, JoRACH, oW, REMmiiR B b 2 Ehl, REMEGRE 2 E 2 HEL TV 5.
BIBHEY A a7 14—l T35 EbheaToBEEZNRELTWD

ALD DER EDERRE

ALD BHEOMEE FOBEIZIEZDT O O 5.

FIRENZ BT A SEERO TN, B X OCEELFHEOMT, HHE, NEB X O AR
O MM ORI, FEERTZRI & BIERMEE OIS, ERhr 7 v) v 7R ET, wih
DRIEDLIE LR TH Y, KA K54 U TIEINS ZIHRBEE S LT ko 7-.

HA RSA HEHEB LUBETDEERFE SRS OFIEBRICDOVT

AREZEBHETA NI 4 VRESIEHEILEN 1 52 Z12iH> T CPG HEICL D HBINED
COl HOHEHZMZEIEIcHRB L, HBIET SO T A T4 AEBGEREICE % B X127 COol
MW & FRER L CTUETEEEIT- 72,

SEOFBEEGE

KA RITA O ER OO, IR FEDR—LR=TUTOHEATIT). 61
BT R AEHMEBIRET 2 L L 012, AHA FIA R, HHRREEZE=S ) V7 Lk
BOEBROHTA FITA4 Y OHEFIZETF T SHEHTH .

{EEE

JEL AR 55 18 BT 72 2 il B & (B G PR SR ORI 8 ) [ 9 4 vV V' — 40, vt F v U —2A
WEIEEEY A MO 7 4 =2 &) I2BF 5 R WE W - FINEEE TR & 3 2 B AUAT O
W23 2 Wh9E GREH 5 23FC1032) ]

[l viii



ix |

CONTENTS

FBIETA F T4 VEETHIDTUATIC B 72 o T oot i
5 R R R R R T ii
FBIENA T TA OVEBITEITEI L reerre ettt - 1ii
R vi
TItEOAUCHION * =+ + + =+ + =+ s o s sennesnnesennesaneeeasseneessnesasnsssnessnssssnssonsssnsssns viii

I BIBEBEYR AT« —DOHE

1 %ﬁzm*ﬂ%g .............................................................................. 2
e R R R R AR R R R R R 2
Nrai—l

L R R R LR
=l R R R R R R R 3
[
ﬁ @Jﬁ .......................................................................... 4
N 0N
St
o =y N R LR
/
I R R R R R R 9
=AY

2 2 | IR R R R R 11
EZN 3
=2 P4 S I T I I I I R R I I R R
nz

N INEEN N ol
na Ly N 1 e R R R R 11
— N
= - N T T .
= b,
_/\\.
il R R R LR R 14
_/\u
/:E ........................................................................... 14
NVANS
P R R R R R
A28
\
O/ Y A A D eeeeeeeeee ittt itiettttaeeeetnnnnescanananeanns 15
Y==4
& A £ T R D 15
.
N NN \
T = TR R R R
— N
= ~ |
BIBRERILEY R R R R T R R 19
N==8 ~ 1]~ ‘
4 B2in Y DA R R R R R R 20
N
.................................................................................. 20

I KEBICREATDINVIITSOYRIIAF IV (BQ)

BQl-1 /NRARBIFAEDRHARSUATRA S/ L P oo eeeerrriiiiiiee .26
BQI-2 AAKRMMBYFEAEDREEAZZHIR A/ NE P oo .27
BQ2  AMN, THFRREDREIZZHIRA S NE 2 oo 28
BQ3 /B - BXEREUDERHASSHAIIRA T NI P cveee e .29



BQ4  IRESHRERAEE VL RSB MDBMWIIERZEIE P v v v e er e 30

BQ5 B Pty T N =] = .32
BQ6 jj |\ L :vj_/_\ﬁgg—b MRS @ﬁ@u‘d\g‘léli R L T E T T TR 33
BQ7 EDXRDEHRERE - MR OEFIREZERT OH

%@§$1ﬂﬁ,—ﬁ/]’y |\[3;'? ...................................................... <34
BQ8 BIBAEDFIESEE - F, ERX, REA, BEEEDITDIM? cooerrerreeenn 37
BQ9  AMN PLIZMERAEBFREICHUTCEDRDIFBBEDNFET DM ? <o 40
BQI0 /J\B - BYEFBL(CII UCED KR DITARBEDTFIET DD P v ovvvvveeeeeeeeeennn 41
BQIl FIERICEMSNIEBEEREDREFVNDDORIAT DM ? ccoveereeeeeeenn 42
BQI2 BEBZWROAANE CRENDETHD VUV IE

L\’_)t@d:-B(:?ﬁ—ib\'? .................................................... <44
BQI13 atrisk DEEANDBTGHIEUVIIFNDEDEDITITIM? coevverreenes 46
BQ4 HHERAVU—ZVITZIRA], WEERE, SEFDOREEND

%{Etjytl)yj(g&@d:—‘j[c?ﬁ—?)b\') .................................... 48

I E2EICEAIDIIU-AHILIIAFIav(CQ)

CQl /N\E - BEHAMILCK T &Ml EEazh ?

v = 52
CQ2 MAKRMELICH T DS MeEF B EIEBEMN ?

B v - 60
CQ3 OLWYaA4)UIE ALD DB - FIhICHERID ?

B v e - 68
CQ4 BUMEREDOFIERIZHIEENN ?

B v ol 2= 76

IV YAFITa4vIUVEaI—(SR) LI A
CQl NEM&EERT /SR EMMY AT YT 4 v L Ea— /SR UiR— b/

RC-TEID T/ a7 ceeeeeeettttttiiiiiiiiiiittttttteeeeetennnnnnnns .82
CQ2 Xmi#FRT /SR MM AT YT 4w L E21—/SR UIR— b/

RC-TEID L/ a7 ceeeeeeetttttiiiiiiiiiiittttetteteeteennnnnnnns .93
CQ3 XmMRFRTL /SROEMM I AT T 4w I LUE 21— /SR UIR— - eeeeeeeennn. 106
CQ4 NBMRERTIN /SR EMMIVATNT 4w UEI—/SRUIR— - eeeeeeeeen. 112

V =D REYIR

1.EEBR I ——> T DENE DB EEPNODIRIT - eveerrrrrreneniiiiiiiiiiiinn 118
1)*((_3—3”—5@[5@3} ............................................................... 118



xil

2) BB CEITDOEURAG, - o ver e e 119

3) AT CHOITDEURAG o vevere e 119
4) ERCEI T DOEURAGS - ovvereer et i i i e 119
Y R R R R R R R R R R 120
2 B E T EEDERETODED] cc v v vvvvrreeeeeeeannnetttettiiiiiiieeeeeeeeennnoeeeeees 121
Y R R R R R R R R R PR 122
3. AMN T8 SUIC L IEFIEE (T T BAMEES | A DBIEERDIC - vveeeeeeeees 123
Y R R R R R R R R R 124
4. B DTS SRRERRER S UNT) A AT — P —IRFAR DI oo 125
Ozt e o By L 125
2) I A A — I R G - r e e r e e 126
DY R T 127
Ea = S R A R PR 129
EU%EEDX NOT —2BEZ1E - FARICE T DIEER - rrrrrrrrrr e 130






BB HE Y A » 17 1 — (adrenoleukodystrophy ; ALD) X, )V ¥ — A
\ZFFET % ABCD1 ¥ ¥ /37 % 3 — F§ 2% ABCDI #{n{/N) 7 v I X% X i
FHEREERE T, PIRAREOHERRIFICEE L 2723, 3~10 THRAEL T
K2 BRC L 8 2 AT PEBE B 2 X 72 97 /0 JE K B (Childhood cerebral ALD ;
CCALD) Dz, 20 i LAREIZEE AT CHeiES % adrenomyeloneuropathy (AMN)
BN TS 2R L, FIREMR T, A5 MRE IR TEAE 3 A B KK 7 (Adult cerebral
ALD ; ACALD), EIBAREIEROADT UV v Bl EE KRR A4 L T
5.

JRIN & 72 5 ABCD1 (Z ATP &1+ M(ABC) Z Y282 B 77 3 —I2@T
M7 AR=8—T, WMESHBHIEINR CoA(VLCFA-CoA) D IV A F 3 —
LANNOEGEICEE LT 5b . TORREAAIC & ) mE SRR O~V 4+ F
V= ATOBMEAMET L, IMmHEe e CoOMBI T EHAAEGEY A5 %05
BOEBERTRD 5.

LAL7%DS, ALD O4TiREIIFHE FIcd ), 2R REKRM L ABCDI &
ZFON) 7 2 b EAHBMED R <, BRI R R0 & 8 SN N ITh R & A O w8
ANOEE LWL ER TR, —T, KN OG5 I 0 151
MR TH Y, BB CTEETH .

FEEAREE L T AR 15,000 A2 1A E SRTw2 Y. ENTIHES 4
M BT ARITZE I X 5 1990~1999 4E 0> 10 £ I2 BT 5 &EFAEICB W
TY, 3~5 H A1 NOBWHBEEHEOEEIHE SN TV LA, BARNLT ~
F—MAETHY), BEOLLRKRLEFABEOBEEENHET L LEEZLNLTY
L. JREH O FSRESEE TlE, CCALD 29.9%, B ZHM KT (Adolescent cerebral
ALD ; AdolCALD) 9.1%, AMN 25.3%, ACALD 21.4%, /N - IiEe%l 8.4%, 58
JERT 4.5% &\ 9 #ER T, BCRICH T ACALD 8% £, /MM - ligilo £ 8 4
HARNOE L SNTWD, —F, KEETET VY Y BOEfIE% <, KT
DT TP 6~14% 2 HDDH I EhH, ENTET YV VHOKERKEE LTO



KEHE

ALD 25 HA3 I E N Th 2 W etk S HEHI S B

2016 4 BE A 57 ) 4 MR PR B BORIT RIS BWTHEBL 2T 4 VU — 4
JHE ANV F DY — AIROAEE 504 EFEANDO T 2 — PRATIE, BEKIX
262 (= 023) NEHEEENTWEY, L4 4FEERIZHBIT S ALD O E NS
EHER IR AR B LRI EBIE 253 ATH A5, 19 F TOBEFFERN 5 AT
HY, NEPTEEN TR WD S 5.

YRR S I & & O ICHRIR KA MRS, R - LR EORERO B
2BODLTENBH LY. F, BWMEOLR LD 4% 13 de novo DN T 2k
EEZLNTHBY, BEOBBEFLT L OREETH S EIZRS 2\,

ALD O JEHIE, 1923 412 Siemerling & Creutzfeldt 75 Bl '& 254 % ££ 9 AT VERL
BEESRZ A L2 IR E 5. ZNLIHIC S 1910 4£12 Haberfeld & Spicler (2
X 0B WEHEBIAEE S, 2 5 121E Schilder 12X V), WONEIBATR & L
THEEZ D) AR OZEME L SELE FREE2 ) 2 85ke 7)) 7HITLOEE A
it STV B (Schilder %) . 1963 4F 1213 X EE S OB MR ETH L 2 &
AHER SN, 1970 4E 1213 Blaw 12 & 0 AR L BIE B2 S S n b K
B FEE & LT “adrenoleukodystrophy” & W9 ZFEAMRIE S 2Y. ZFotk,
ZEERCHEE % B8 L 723 A K (inclusion body) 28 FLI &, FREMAHEFIETH S
ZENTRENT 1976 FITIFH TR SIS L) ALD oA bEmEE e LT, &
FOM, BIEICHBEMBARETBAE/L TV 2 L VRSN, MR H A
FIEHRMEIC & 5 ALD ZBWEDHEIZ Do Tn5 Y 5|2, 1984 4|2
i Singh 512X ) ALD EEHBAEF ML TRV F 5 2 v — A TOME ARG
T B ERALIGEAME T LT Wb 2 R E Y,

—F, AMNIZDWTIE, 77V VIF &M R O A PR A 1900 £ D F)
XD STz 1976 4E1213 Budka 5 23EIE & #ifER O #IMPT R 2 ALD
E—HFHZE L0 ALD OB IR & L CHGE LY, 1977 4E 1213 “adrenomyelo-
neuropathy (AMN)” & @544 &1L, ALD O —[RKRIEE THh 5 Z & B &
7219 K512 1982 AR LRI, AN - BN R A BB L S A /NN - B ERTL A
EENTWEY,

AR AIMETICE L CTUd, 1981 4E12 Migeon 5 13 ALD PR K DKM E %
rya— AL T, XEHARTVa— R 6- ) YEBKEREOE RIS —
v &, BmESEAENTREO LA GFRE) L OBEEEZHO 2 ICT A 812D,
ALD D JE R EZF 25 X fefafk b, BT XQRSOEFIZH L 2 & E2HE L
72" Z LT, 1993 412 Mosser H 7%, Xq28 EDOEY v aF L ra—= 7|2
X ) KAE D JE HE (LT TdH B ALD # 5T (GenBank NM_000033) % [ 5 L 72"
ALD B3 EEN 21 kb T, 10O v a&d, TA5T I VBN SR BN
VA XLV —LBEABC ¥ Y827 B (ALDP) % 2 — F LT/, $4, BEREEE

I3



BBAECAMOT7 1 —DOHE

NIVAFIY—L

-

ABCDI

acyl-CoA

fatty Acid (C>22)

e > acyl-CoA (Cn) Catalase
H FAD H20>
Acyl-CoA oxidase 1 k X
FADH: 02
enoyl-CoA o HO

D-Bifunctional protein
3-hydroxyacyl-CoA
D-Bifunctional protein

3-ketoacyl-CoA

3-Ketoacyl-CoA
thiolase

- acyl-CoA (Cn-2)
\ | CROT ?

N

/

~

HAD™
NADH+H*

acetyl-CoA /

L} Octanoyl-Carnitine ««eee-veeee> T RV RU 7

ABCDI1 [C81F 1BREFTHISAEMLE < v T
NIVAF2Y — LD T very long chain acyl-CoA synthetase

(VLACS)[Z kD CoA b

NI RHEEBFMASAHE CoA (VLCFA-CoA) &, ABCDI [CKDN)VAF2 Y —LARIC
BNXEND. VLCFA-CoA DENXIC(F ABCD1 D7 V)L CoA FA LRTS—E5EMH(IC

LDIMKDEDUETHDEDREDHDY. NAFY

V—LWTHE CoA (BTN

12 VLCFA-CoA ([ 4 ERBE D RERLBL R Z R T, REFREEDN 2 DI L) acyl-CoA &
acetyl-CoA [C X8 & 1 2D. Bk & #H 8 (D octanoyl-CoA [& carnitine octanoyltransferase
(CROD)ENUTARIAFIY—LDBHT, S IV RUFPTpRIEEND™.

T3 ARG IR 2 i RS

9 % acyl-CoA synthetase Tl W& HEE S

D, ALD #{x¥\X ABCDI &

TV, FEBIIARVTF T —AFEDO NIV AR—Y —ThbH I LA L
72. 2001 4F, ABC ¥ v /37 O 4O E#EALIZ X
{5512

N = Al
DINIK 53 H % - L 724

LT EEZLNTWAY (A1),

% 737 '8 ALDP & ATP-binding cassette subfamily D member 1 (ABCDI1)
ABCD1 IRV AF Y —AEETHREY A Y —%EH L, ATP
ZALIZ X ), VLCFA-CoA % )V & ¥ — AP Bk

1 &HEX2NER
AL E LTI, PIRARSR 72 T <
R, HMERICBWC, A7+ vyTIT) v

T 72, MO BLHLRE R EHIE T,

3 & A E ORI MEE, R0
A TVFY FEOAT7 40T
NEE R A 7 1~ THENGE O BRI R R 85 SR i I R ) 15 N A3 52
P e SHE A 2 R TR R SH AR IR & &

LOLNG.



REHE

IVLATO— VI AT VAR ENS. —J7, Fa¥AFH4 T fk(DHA) (C22:6)
% EOSMARANRNIEE O &=L T,

A% b D SR 70 F R SH B AT IR TR (C26:0, C€25:0, C24:0) DIEHNIL ALD DK
bIVBH~——I12%->TH), MEHD C26:0 % C25:0, C24:0 FEZR S
12C22:0 L DAL ZIICHH I N TS, 2Dk, 2IMH O 1-hexacosanoyl-
2-lyso-sn-3-glycerophosphorylcholine (C26: 0-lyso-PC) 5 ALD X X )V F F 3 — A4
WOB N RBM~—H—12% 5 2 EMRHENY, KEZEZYYIZTARZ 1) —
SV TNDISHDPEATV S (KAA RSA Y I BFDOMEY I X1 [FHERA
U=V JDENEDEDEERNDIKTISER). —7, ALD BEOMIED %
WIS 351 % MR SHAAINR IR O EAR & & BRI 2 R B R EEBE &
MBI O W TIEHAL 2 TlE %2 v,

ALD BFE OMEEIZ BT 2 W ESH AR ERE oL, MG 128172
TR AR RO B A LIEEOEKTICL 2 b0 EZ LN TS, RN
REHENEERIZEL LTI Py P T TREILSNTHE S NS DS, MEdH
FIRR IR (C>22) X BRIV A F 2V — A TR S NG, MESHEAIRTIB
I% ¥ 9 very long chain acyl-CoA synthetase (VLACS) |2 & > TFF T A7 Wk & L
TIHEMAL S 1172 VLCFA-CoA L 72 ), ABCDI1 12 & 1) AV F 2y — APk
ENAb. ED%, Acyl-CoA oxidase 1 12 & 1) BR{l &4, D-bifunctional protein {2 &
% KA & BiIK 3 & #% T, 3-Ketoacyl-CoA thiolase (2 & V) k& 452 D v
acyl-CoA & acetyl-CoA IZ 73 S L%, T O A 7 ) 1E VLCFA-CoA 75 i 3 #4 8
® octanoyl-CoA 734K 3 % £ THEAT L, octanoyl-CoA & X b I > N1 7| ZHik
SN, A acetyl-CoA F TR S5 (B 1). ALD B R HE3F Mg it
F#IREIERO pERALEEZME T 5 &, B HE OMMEIF M < TH 60~80
%ITLTBY, ZORTIZABCDI DRHEIZLZEZ2 LN TW5. EIE,
ALD BH OMHEF MM B A7 ABCDI cDNA %38 A5 % &, WEFIRIIEEO B
B EHALT 52,

MR A ORI RIEIIEEE X, ZOEGRICL > THOEEL 2T 5. ALD
D EF— O EALF R R Fa 3 Z S SRR O B IRILA4TH 525, ALD HED
FEMESHE T RSEIRIIR 2> S M ESH SRR~ D E GRS T SN TV 5 &
DHAE D D B FEES, ML N T L 72 VLCFA-CoA I3, elongase :
elongation of very-long chain fatty acids(ELOVL) 1 12X > T, & SIZRIIEED kFE
HESMESNSY. £/, ZOELOVLI Z BEMBEHNT/ v 7 ¥y 845
C L&y, mESHEMEHROMESZ M S C26:0 2R TFSEL L
NRETH 2.

2 BREEDFAERR

ALD DAL RSB R AR IR IR O BRE CTH A A%, PiMEICE 5 BRI
ANHTH D, KA ALD TIEARIRIZAAIIE KA E O 0 F AT AT
T, UMMEERETHED I =) VITHBIRZ TS, SRETRAL IR G 2

5



BBAECAMOT7 1 —DOHE

6l

BEHARBE ALD BE
(13 /%) D MRI E|{%

a ! FLAIR R MRAIZEEICTE

S ZERDD. b T1EFE R,

REDHRLEIFEESZET DD,

Z OB (KED) [CIFERIRDEF 18

BN RZERDHD.

53200 IZH 5N, $&bb, @ periodic acid-Schiff (PAS) % i [ £,
sudan el D~ 7 0 7 7 — UDETE LGS R BEEASRED H 555, #hER LR
TN TV 20 1 B (iR, @ BER I ) Y EENEEET 5~ 7
077 —=YPHEL, PLOFREIME LS OR#A R LR SREL,
M E FAEOMERE D b OF 2 8 (KiERE), @ s T LT
TANADT) G =Y AHHIET HHLOE 3 B HEBEE) 5o ns. 72, hiK
MRI T T1 SRR E{E T b mEG 2 L L C, RES TEEAR T RO 2Vl
O & Lo ORI, FIRICEE SN L KERB D 5115 (F 2b
DFKEN) . —F, BTHEMEICL2BILTIIRET A2~ 2707 7 — JHIZEHIK
DEARDRD SN L. B ARILEIE R MR Leydig Mg, ERitiED
Schwann fifls TH A HN 5.

JREEICE ARG & LTk, ABCDI OREREAAIZ L b B L 7216 HH A
HBEIERSp | &L 2 ), I Y OYHENALE, BILA ML ADOFFELE I
a2 K 7 OREEESE, REIEOIRICL D2 HEROEE S/ LT, 370
TO)TDHDRIEET A N A A Y OFEEFLER EPEZSNTWEY | il 5
SHEEMIE DR £ CERBEN 2 G L 2T 52 RINHREEZHL 22T 59 2T,
R C ORI O Z L E G L 23 7 a7y 7R~ s a7 7 — VOLER
WCHEH LR OERSIIRE SN S, FAEMEICIE, IV AT 00— UfCHR
HRMAENEMEEE L OEL IR I N TV L (KOA RS/ &HD b
Ewv IR 4 [BRFOREMHMALABEERRE, Lo00)\A A XY—H—EFRRMED
FmsR).

3 AMN & Abed1 /v OFPDORIDR

CCALD (2}~ AMN BEH TIIHMRIEOMEITIRIIZ S L 5205, FHEIREL L LT
RGN 2 TR OFEM R HEZRD L b D0, FEMBOREIZZ LY, —
H, ALD ET )WV TdH 5 Abcdl 7 v 7 7 M= AT, B, HH#, M, HTo
TSR AAIIRIATR O EAE R, MMM < MR C O AR R SH AR R iR B BRALIG
HOETIIRED 2 b D0, 24, N, FHHl, KEMETOREIIFROON Lo



KEHE

7229 Lapl, 20tk 15 ARLEICHEATEI R LG EERE OBIE, &
B, RRHETO I ) Y RWMBEOREIWE SN T LY, dbedl /v 7 T
N ZADOFERIFEILZAMN TH Y, ALD BETIIME 2 DR T2 5 2 &
W2 &0 R A SSIET AW BN E Z N TWD. Lz > T, KN OZIER
THBHT 2FE L LT, ALDIRIIETOT / 47 A4 FEEMEHT (genome-wide
association study : GWAS) |2/ 2 T, Abcdl 7 v 7 77 k=<7 A28 A KEAISE
FENO AL b JRREMFIA 7217 T2, IBHRERBET IV E LTEELEDNS.
F724bedl 7 v 7T MR ANIBUT HEEREEICERILA ML A E$ 5]
B D RIE ENT VB (EAA RSAY  BFD MW IR 4 [RIDIRER
BEBBEERRE, FoUCN\AFINY—H—FRMROHDISH).

ALD X, ZIEAEREERICL Y DT oORMICSHEENTWS(FR).
1 /NEXEE(CCALD), BEHKAE! (AdoICALD)

CCALD |3 3~10 s\ R WD O 5k, fTB)RE BT, STEE,
WA ETHRIEL, MEROIED Y 55 82 T2 300, BETEZE ) O
WEEDHZENL . —J, AdolCALD & 11~21 %2 CCALD & At DIEIR T
FRET 505, RRBEEIHETT HEICH 5.

BARMIZIE, B2 0KHHR, [RO5Z2912LTwa ], [X<HER
T EP LI H R EZZZ L, WAL THL 2% BE RO
LNTIHEHBIRE SN TV LRERR, TR ETHLE X O SRTERE, W
BT, HFERE LT ORE 2 5 EE KM% B E (attention deficit hyperactivity
disorder ; ADHD) R HEENL & L TRIDEN TV AEADHE S NE. wih
LI W AFER, IEROEIT - KAV ICXVEMELR L2225 LT, B
MRIMAEIZ T ALD 238t b b 2 L%\, Zofh, £ &0 TRt ES
FOWNARRIEIEIRE L CRRODIER S & 5. IF5AERIT 7 MATHNIS, <13
3~15% S BWETICHIET 5.

ZWORA M LTIERPTRIET 2 I0EETH L. B THRIET 2
&, AR b ol B L LT, TS E, BiAHE XIS L THRIT
FELTEWMEBROENE LTEETHY), LR EDEBFTRIET S
ADHD 13 2 12 < v, JER X ) ALD 2356 b i 72 BRI I3 SR I e i A % FE AR
BINCERT 5 2 &h, BB O-0IKYTH B (FHA RS54 BQI-1 [\
IRAMEURIEDFHRZMINA > MME? 1B8).
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BBAECAMOT7 1 —DHE

8l

(& 1) ALD DfRE

JNBARAMEY
(CCALD)

FAEFHnld 3~10 7. VA8 - TEIZ(L, R0 - BAOET, HEDESE,
SIREELETHREL, HETRLEDICEDILNEL. BHEV
B PRIREL.

BEHAME
(AdolCALD)

FIEFmIE 11~21 5. NBARBECIHELD, POBERICETIDE
allEHd.

adrenomyeloneuropathy
(AMN)

10 (REBE~RA. EIESMECHRAEL, ERICEITIS. BEDRE
BEZHDIENEZL. BEOKREMEES, BRWERES et
EEHITEEHD.

AAKAMEY
(ACALD)

2L, ERAME, FBEERTREL, NEEEBRRIC2RISETL
THEYPREEICE D, fFER, ES, moaBEY A 74—, %
FEMERILES EDIRBEERR S DRI MNE. AMN THRAEL, #iEsh
[CIEZE LT ACALD 15255 DHD.

N - By

AEREE, TERDEM R SR USRI MR ORRIER Z 29
.

B BANMER, RERL. REORRLELCEIBREERDH

7Y E2TD, MZERIERSAL.
UL BT CIB U TS BRI =
s AU 7> MERT BEIETIE AMN CRUL B BERE2T
BEHDD.
20t SERIE. SERLl

2 adrenomyeloneuropathy (AMN)

BEY DS RN PAEIZFIET 5 2 AL, WERT2 THEIRE L, &ERIC
VU DRE S DT, TR BIEE SN D, T/, #hiEha, JRKEE, EEIE#
E’J*ﬁ*“(%ﬁéh%ﬁf@@%ﬂ?&ﬂiﬁé?ﬂiﬁﬁi ’i’ﬁﬁ’) EEREDPHRONLY;

, BHEELIRIETLE ) RLANVOHLIEEEELMEH 2
17 ]i@n‘iuf“i% 573,
BdEIR A 25 % & 2l

[ t 7‘7))%‘/\. ﬁﬁ{ﬂ‘il_
FEal 10 4 THRFEROEB DR BNZRATL, VwoZZAK

W EALE 729 EERIME L & b IH UMM TEIE &

DENPEETH 5 (R4 RS54 BQ2 [AMN, LTHFAEDRHIZZHIRA >/

NES N

3 MAXAE(ACALD)

PEAEZAL, WEIR, 1TEh R,
122, PTHRARTHA.

AR T 2 & THIZE L, RS E 2
RHHER MR L OBV EETH 2 (KA B

T4 1 BQI-2 [MAKRBRBFEDRHZHIRA 2 M ? I2H).

4 Y - BxEREY

NN £ 550 X AT, T TR % EHFHRTHARAZS <, B
o, NI E B BBITT R BB S . A 2 4E TR B AT KT 7
195 FHA RS> 1 BQ3 [\ - m%@®§%EMﬁ4JFH°Eﬂ@.



REHE

5 PIYVUE

2 e LABE A & B AN 20 THE R ZAEIR Tl e W B IE T &, ®a B, M
TR, BT, RERMAD, RIMER, BELECTHET L. T2, AFNRS
Bl - MR, PR OEEER, RER (D), AR, 9 0) Sk BE
WHRZ D, THREDFIEN LD, ZDFH, CCALD X AMN 7% EIZHRET 2
CENDY, FEEFETL. ERE LCEELMERTH A EEILE L, E,
R EORET, VR, OBENICALNS.

JEREEOBERIRARETH L7 VY VROENE LT, BREOBIETREIE
LHRRMEOBCOREN, BIWE, M, PAOEBREE LD, BHEOBAIC
(& ALD % 519 % 720 O R SHIRIIMR A I VLHTH B (KHA RS54 1 BQS
[BIBAR2DFRIEEE - Fis, X, BB BEEESTIN? IBR).

6 LHRIES

INFE T, ALD OHELRRE DWW TIEISIEH O BEE Y 7 5 B S 2 RS W
DFIEZDFIEDHEE S NL &, LT LOLSRBEEIHAL PN T b o7t
A3, AR TIE IR E D 20~50% T 5 2 OfEKE & 729 2 A5 HIE &N T
VW2 B ZMERIZ AMN IZEEL L 2B BEER T, R TR ORE D 5
OFBATEIZ L )R SER, ThHoOAZFHRA, HPRER EE2ZTT05
ZEDLVD, —HIIIBITEEICELIEBSFAET S, T2, FEHREES
R ERBEOEREET 22 0H D, —F, BIBEAELKMERT & 723
3D THiCTd 5. FEIEMEE I & & DI 525, R ARNHIHEER % 2
THILRITEAERW(EAA RSA2 1 BQ2 [AMN, LHFAEDREAZHIN
AV NF? IBHR).

F &

1 \EKAE (CCALD)

BB DY I TEER 2 EUNICHET IS, 18723 ) & 2 IEFI S V. KIS
7T LUT THIE L 72356 OEIT AR .

2 BEHKAE(AdOICALD)

SEIRIZ CCALD & [FRECEEICHEITT 570, FSREMEAIL HB #8212 4T3
LAEMZd 5. CCALD b & T 10% FBEICHETVAHKRIEILT A2 0D 5.
72750, 10~15 FERICEHICETTAME b H LD TEERZEST 57,

3 adrenomyeloneuropathy (AMN)

—RIZW o D & LB THETT 575%, ENTORGHRNZ BRERAE TR
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BBAECAMOT7 1 —DHE

0]

FE 10 4F THRPEBOIEBI DS KIMELIRAT L, Vo lZ AKMIERZ 2§ 2 & 2
REALEE T ERESNTWAEY. —J, Bk TIE AMN © 10 4E DL ok
A 549 20% AR HER T B LG S Tw2Y, HELEDOEVDL S
B, BN TIZERERA EARTRZW O AMN EF OFLED B L T\ 5 1 HE
HLRIEENG.

4 mAXEE(ACALD)

BRI ZHEST 9 5B & ILIERRIRE S D SHEAT 9 5 BI05 4. EINIC BT 5 BRI
HTIE, BT L7z ACALD SER (40%) O AEFIAMNIIER 7.5 F & EhTw
%35).

5 Vi - BErEY

HARNCZZC, EWNIZBIT 2 BRERATIE, 82 B TREROREBIA RN
CRATT 27,

6 PIVVE

EWICD 2D BT, AMNRAKNENZHERT L2 ENHLDT, Lo el
7274 0—=T vy THPBOTEETHD.
7 FEEFTBHERE

ABCDI BIRT-OIRIFEMNY 7 > N &2 H T 5B HEEOK 35~40% 5%, B AHT
WCABEIZ SRS S L ENTVEAEY 22 TFHIT 5 2 L IXBE A TIIART
FETH 5.

8 LFAEE

WITDA T FIZBIT 5 KRBEMEHIZ L S &, 60 &M E TITIIEMAREIRD
B 80% DUMEMRNE THRRFEWFTTRAASLNS LWEShTwaY. 72721,
RIEHEREA R RNINERE £ SEFIIITE A RO LN,



&

W

HEEZWILU T IB T 2 B I A S TfThbl T 5.

T LB R R E SRR R A & BIRF R I RRZRICTITbNL T3
(KAA RSAVIRIBREBY R MOT ¢ —52EIE - HBRRICRETDIER - 2. 3],
FIoFHAL KRB EEZSR— L R— (https://jsimd.net/iof/iof 05.html) SHg).

F - HERE B A KRR RIE A I3 L TR A FRUGE D D
LX), BWEDSORRBHRHERMO~Y AR ) — =0 TigEr b 0%
FERTZ W O BN CIADS ) 2 AT D (RAOA RTAU[CQ 4 BHBEDHE
FERIZMIEEND ? ], [RFDNEV IR 1 FHERAIU—Z22 T DFEHNED
FaLERORR], FTOUICEKEEEEER - UVIE 1, 4188).

FEEKREIVBREKMR

KRB (R THEHEEICED SN LRI TO®EY THh 5 .

1 R

/NETIE ADHD R0 S E & FBL L 725K 2 B9 4. A T & o k=
PAEZAL, R BB L 7HEIRE 25 5.
2 HEeBRE

ANRTIEEE N, 00 R - D BEE - R - FE - EER R EORED
BN 5. muikies s (KGR, K17, KD AL ) 5. BRATIERANE, =ik
WREREE R &2 2T 5.
3 BRM&PRR

MIEEIRE LTE . S, HEke, Sl REEOWERELR 22
¥ 5.

4 HIBRE

TV R RV R 2 525 5 2 E 3B, IR Z D H)IZ L B4

[ 11



BBAECAMOT7 1 —DHE

THEEZET 5.
5 FEHIR

VU, BT OTCE, MRS TET, SORIIZ BT EHHEEICEE
HHENS.

6 REES

FIEB L CEHMERESE. AMN TIIEHEOKEREE 2R % .

[

7 BEReREES
PRREEE, EAEREZET 5.
8 EBIBASAER
W]y, EHONR, RERD, mRLAE (BW, BR), REREZ22T 5.

BELE3REMR (—8B, EM)

1 BRHMEHERE

C26:0, C25:0, C24:0 7% L OMBEFHBAFNENROMINZ O 5. MFA 7 1
YIITY v, MR, RIMEKEEA 7 ¢ v TI ) LA LR HWTHTL,
C22:0 L DR C26:0 DETHFEAM L T\ 5. 727270 B E Tl 10~20% FE 72,
IEEIE B D720, BIZFHENPROEETE 2BMEICR 2 (KAA RSA
VIBEER - U oS 3I8M8). ¥ 72 ALD B O AR 8 R IR Bk 0 %
fEm & BRI 2 B JE RO H#EAT L OB O W T I F CHRES TV
W,

WO MR TR IS CTREDTEETH 2 205, WA a0l e /7 ik
WKEDIEESDEHHDT, FEEET L (XA RSAV[EIBEREY A MO
T —2EIE - HERKICEAT IR ( 2/88).

i, MEEFR @) ) YR 1-hexacosanoyl-2-lyso-sn-3-glycerophosphorylcholine
(LysoPC(26:0)) 28 & D EHEHEOFVBMI~— 7 —Th 2 Z LG sh, L
BETL 20BN OBMEIERH SN TV D (KA RS54V [BQ4 | iEE
REmEE U VU VIEBDZIMERE ? 1BHR).

2 @52k (E5B MRI, 8858 CT)

v,

CCALD, AdolCALD, ACALD 2B\ TIlE, KA EOBBETBALIZ—3 L T,
CT TIHEIZIK, MRI T2 5% CIXEE S RO 5. WEDO G HIEAYE
HE, SHTEZEAEOMMNEELE, RIS W AS, R RIEEEE A E 2 S
BAIEE 2010 5. AMN B X OV - FHie R Clagifkis, /N, Ba/ g



DOFiEE TR E T 5. WEIEOBRBWED D A TIET FY =7 4 (Gd) 12 &
D BN RE RO D (AHA NSAVIBQ6 - HNUZD AGEFA® MRS 1RE DX
ZHEF? 12HR).

3 WREBFNKRE

BEVE AN BSOS (ABR) T I~ R, M~V JEEEFIEET 5 2 &A% w»
MRS ZEEAL (SEP) B X HEFHEN (VEP) TOERELZBD L A%
RO THLLHELH 5. KR ERELBERT4RDL 2 L0
L. WINbE#EE & B IZEALERT (AAA RS54 2V[BQ7 © EDKDIFMHRE
B - SROEFNREZRIRT DD, TOFHIRA > MNE? 1B88R).

4 WBROEFORE

TRUEZE 2 o IS FSE T 5 B CIE A 4 12 L C Wechsler A HIBEMZE T VIQ (Verbal
intelligence quotient : 5 & 1 1Q) & #LHIH % w0 12 & fii 3 % PIQ (Performance
intelligence quotient : BJfEE 1Q) D EHE = RO HE DL T A% L v». WISC-IV T
I3 & L Z 11 VClI(verbal comprehension index : = #f 2 fi# 8 %), PRI(perceptual
reasoning index : FIEIEFIEE) A ZF N ZFNITITVIQ & PIQ L AFDOEFHR % Fio
TW5, KHEGEAERERAEO TMIHEE 2 T4 150K L CEHii 3 2 L1 H 5 (K
A RSAVIBQ7 | EDXDFMHRER - MRLIEFNREZEIRT DN, TD
SR A > BE? 1SH).

5 BIBHERE

ALD O Wil ICEI B BRI LETH O, BIBAREDOZW D720 DNk
FHRAL LT, JEA ML ARRE T ORE] ACTH, I )VFV — WEOHIE & i
ACTH Bl % 1173 4. F-MRMICEEIRTS, ACTH &fE < H# ACTH
B R TG B0 EhH L. ALD BHiE D, HICHMEZTIIED
R BT H B 2 BB M II L ETH 5. T E Mg b 1T
) (KAA RSAVIBQS | BIBAEDRIERE - Fip, IR, BRE, BAEREFED
g0 ?ISR).

6 BT

ABCDI LT O/N) 7~ MIEFT, WAL BET/N) 7~ MBS 2724
MiziZo b Tnzwv, [—onN) 7y bafF LT TR LHERE % /RT
LR LIS, BN TIIESRE ARG CIRREZR IS THREL T RET
b (EAARSAY  [RIBABIYX bOT ¢ —2F2IE - HRICETDIER ¢
3], EHUICIBQS: BLFMIREDZNERE ? |1S1R)

7 RIEFRR

JRHEZALI AR L RIE 2 0T, ERIOBWICIIRIZ2 2. REEHEO

[13



FEAESZAMO7 1 —OBE

isE, 704 — A, MERFAOEAMEEARNC &b ALD OFHTH 5.
BE ClEEME oA, ST ERLER RO L. KMAE~ 7 0
77—, BEIEREME, R Schwann HlIE 248 O 3ERE O TR & % 72
DL, ZOWEYIMEFENIREAETHILVAT O VATV EGLHOL
HEINTND,

1 IR

ADHD, FIMREEOALT - BAL, O&dE, #EE, B 7oV 9N, E
By, HE 2L 42 % 4% (subacute sclerosing panencephalitis : SSPE), o> F1E ¥
A MO T 4 —.

2 WA

BARTERC RS R, 276 LAE, REMECRE, SRAVE, HH/MNEME, 7
VIR, BERE, B CoNE, hoBHET A MR T 1 —

MEZWEIE, UTOO~DDOWTNPICELT 56T 5.
OTFR()~G)DETEii T 0 G8iES).
QFRBEMIFIER T XRRELBY, Tt (2) 2723 B GHERER).
@TFR(1) & Q) 2z L, FHENICHIES F72I3RREND, B D\ I3H
RSIRIIEE EE <2 ABCDI (=T OWIIN) 7 v bEATUHEETHT %
LV (GERER ) .
@ ABCDI =T ORI N 7 > D WSFEE Sz B
(DT FEEREIRB X BRI TlRNZEH(1~8) D) b, Ll td 120
ERUYD B,
(2) M4, i, ARIMERRL DV 1A TR SHIR TR Mt A v il
(3) 1 MR, AR AEBRAA MY, RIBREEREO VT TRELRED 5.



N AN
=

ALy xFA4I

ALD E#HIZB T, trioleoyl glycerol [+ L 4 Y[ (CI18:1) M) 7 V7)1 —
JV] & trierucyl glycerol [ )V # [ (C22:1) Y 7Y v 7 )k — V] % 4:1 OEE
TERALZOL Y+ T AV EH 6~8 BTG $ 5 2 & 12 & b iR A
PeliR T35, COREEZIF, TL Y s+ A LA ALD DiE#EE LT
HFRBIL E 572205, ZOHOMET, MR EHEMRDREY KT SE5 3
DO, KERFSIER CIXERBICEEZ RIZTESHhWE SNTWES (KA RS
A[CQ3: A Y7Z4)UIE ALD DAE - FRHICEN ? |1SHR).

ELICHRCTRENOTEDIZLEAERLSZY, LYY+ + A4 VOlHAH
f, FEALIET o TWARIRIZH S,

1E I ¥ ¥ 4E

ANIE - BRI RN ALD (2R) 3 2 ME— AT %N 7 iR S FEFE A1 0 % I
B TH L. TOWFIILTLOHSATIE RV, Frh—HRoEEk» 545
fbL7z~r 07 7 — Y RN THEES 2 THREIRIBE SR TWAY . I
B, EHEIEERRTILE I X AR 2 7 ORBEER, B I F V22 BAESE R )
Wz, EEBGED M ELTWD, S HICHRARBENIR LT b & e A2
LS, ZOHEBEDEIRE SN T D (KA RS/ [CQl  INE - BEH
KB T DIiEMEMRRBEF AN ? |, [CQ2 @ AKX T DiEMmEs
fHiRBBEEMN ? JS0R).

%72 ABCDI BT %W L2V v FIANVARY ¥ -2 W TEEHCHE
OEMBEMIBICBEZFZEAL, BEHI T % ex vivo gene therapy D%
FFE 2 HIGERDS TR S, KEITIREMM & TERFARIN TV L (KA RS
AVIERFDRE Y IR 2. BLTFABORMDEDISHR).

ANV - R K AR 0D 3 i RS A 0D B 7 i8I0 6 e 00 RS2 13 LIRS
HDHH, TIFE T 1982~1999 412 BT A BALGI O EIFEH 72 E£EHENTIC L D BAH
REDAEATEE & FIRIITH S 2 B S S, 2 OFEMT 125D {AEITREERHEAS
FAEICH2 ) BISHEEE SNTELY, 2L DL, EHGTRICEL TR
DI MRI T OHEFTE % 753 Loes score*“ 259 tiskifi, #17, WhaEs5-o0

[15
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BBAECAMOT7 1 —DHE

MEFIRBREPOL 2T, SHICHMMTPHRICE L TXEENEIQ
(performance 1Q : PIQ), WISC- IV "C id H1'H #E # 5 %4 (perceptual reasoning index :
PRD) %% 80 DL I, F5tibpERE & D FEJE % 7R 9 ALD-disability rating scale (ALD-DRS)
BIUTERoTWS(R2). 20 bR FIEREEICHL L ISHED
Hepex 2 a2 74L L T 25 &% IR & § 5 Neurological Function Score (NFS) 3%,
L0 FEM 2 R AR R R OMATEE A a7 £ LT, 2011 4E DU O & I
B BIZFIEROETERGE L THWHNTBY) (FT3), #nkiEL LTIk
L DUF 2R S T 5.

EINIZ BT PIK 24~25 4R BEEER PR B SF BORDT R 336 e RACEH SV HE 12
Xt B AL O & A BT A4 v OVERICE S 2 WF2e8E ] (WF7eft 3 i
Be—)12 &0, ENER-EIOFEMZRE 2 7% S, #EISEES SO A N4
YOPMEEN TV LY, Z0RHTIE, REEO 2 WKBEEZERIC B Tid
Loes score 10 S ATOBRE TR SN S Z L IIMTH Y, Ak OFREHEF 0K
LEFRATI0~12 HIEETH > THBMOBIGIZZR 5 Z EAVREENT NS,
72720, WEDPWEIER L T A5E613, Bk b MEEIR O HET 03 IR AE 5]
EFBRICR D 2 DL VOT, BHICH L CIHEEIZHTT NS TH 2 LRk s
nTwa (R,

S HIZARIT A BT A4 Tl Loes score 9 FLLLT O/ KA ALD (CCALD) @
BHICBWCTIE VATV T4 v 7 L2 — 128D THiEd 2 & & 12 (RAA
FSAUCQI-1~14]BRU[VATIYFvILVELI—FAITAMSER),
Loes score 9 & Pk b @ # A 3# J& 125 W T b EtD 7 L — A 7 — 7 (Clinical
recommendation: Individual perspective) & FiV272 3 > & > Z DKL & EIN/NEFE
RO T3 A8 — » DHKGEIZFED T Y) 2 B RHIIE V — A % H v TR
DA 7 WEERERTALE 2 B 5UE, I — e DGR 2 S 5 2
DS, FHFETHIEL T L (FHA RSAV[CQISIBRUTV AT F v
JLEaA—FAIITAN I CQIIBHR).

G, EITBNIKT 5 S 52 2BIMTEOYURLHAER AR ) —= v 7
T EZ & B FHERTZ M OIS RAF N (AHA RS54 2[CQ4  BHERED
FIERIZHIEERIN ? ISHR), M7 v RAICED K HERSB L ORIERZ
WEZEOBETA R4 OHEFOLETH L. 61Tk, WML TFHRTFIA
REIC 2 AUXFSHERTEE 00T 2 O ek b IR S b (KAOA RS54 V&
DO MEY IR 4 BFOREIRIALEGEERFRE, TS50\ AFY—H—&KxR
MEOEEISER).

—77, /NRBIT, i MRI 525 O B RE TR A L 725 5 o KB IR A IZ B
W, BREESEOMELDH )Y, BB KRR, FIEREE 210,
BEAEIR DRFA S EETH 5.



BBESO

]

Hl MRI : Loes score

PARIETAL

PERIVENTRICULAR

W PHIEERE

1. Vision
2. Hearing
3. Speech

4. Gait
5

. Other (fine motor skill, ADL)
S 0, 1, 2, >2
GRABE, 1THEBEDH | 0)

WAIEEEEN
PIQ(RE -
VIQ(BEE -

1Q (WISC-III)
EH)

=:za

[=1z=]

BALD-DRS (f5tHHEEERES)

0. No

I. Mild learning or coordination {

II. Moderate learning, sensory

III. Severe

learning, sensory }

IV. Loss of cognitive ability

CENTRAL 1
OCCIPITAL
T AT SUBCORTICAL 1
ATROPHY 1
PERIVENTRICULAR 1
ANTERIOR TEMPORAL | CENTRAL 1
WHITE MATTER SUBCORTICAL 1
ATROPHY 1
PERIVENTRICULAR 1
FRONTAL WHITE CENTRAL 1
MATTER SUBCORTICAL 1
ATROPHY 1
SPLENIUM 1
GENE 1
CORPUS CALLOSUM
ATROPHY SP 1
ATROPHY G 1
OPTIC RADIATIONS 1
MAYER’ S LOOP 1
VISUAL PATHWAY
LAT GEN BODY 1
OPTIC TRACT 1
MED GEN BODY 1
BRANCH TO INF COLI 1
AUDITORY PATHWAY
LATERAL LEMNISCUS 1
POMS 1
INTERNAL CAPSULE 1
PYRAMIDAL SYSTEM
BRAIN STEM 1
CEREBELLUM 1
CEREBELLUM
ATROPHY 1
BASAL GANGLIA BASAL GANGLIA 1
ANTERIOR THALAMUS | ANTERIOR THALAMUS 1
MILD GLOBAL 1
MODERATE GLOBAL 2
GLOBAL ATROPHY
SEVERE GLOBAL 3
BRAIN STEM 1
SEVERITY SCORE 34

BFEIICDOWT, [REl, FRRDHDIELT, 1 SEMNTD.

BISHE,

1) Global atrophy [CDWTI&E 1~3 ;RDOWLTFNH
2) REINETH S5 0.5 R

3) questionable TH DO, MDMDEENFEWVES 0.5 ROMRE

EE

[17
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BBAECAMOT7 1 —DHE

Neurological Function Score (NFS) ©

HiZHRERBDIAE 237
BHEEE 1
KEE KT 1
*RRBREDRK 3
REEE 1
“HEE 2
W N EE 2
*Fa—JRE 2
EATHREE 1
BATREE / T 1
ST (EER) 2
*ERFFAEE 2
QSESEIRSS 3
HREE 1
*RIREE 2
AL LNA 1
LBR 25

*Major Functional Disability (MFDs) 6 IEE

INRARMEY ALD [CX T ZEMMAIIISIES 1 RS

TBREE N REEBE  THE (6 D AE) M MRI [ CEMEERE Z5RD IR TEPHC

(B MRI E{EEHE  FEREBI © X MRI O Loes score B 9 mA N ZEEHNEINE U, BEEENMENIIFRIFIC

[CEALO) RIENTVD 10 RUEZENIEINE T DD, WNENDERGIFIEE(CHIT D.
[E—EIRRF—]

1. HLA YV T /94 T—EBIEBEB LUIHRAE R (585)
2. HLA(A, B, C. DRBI) 7 UJL—EE=I

B N — 3. HLA(A, B, C, DRB1) 7 U)L—EBEEMGEREEEE R —
[EETER R -]
1. HLA(A, B, DRBI) 1~3 7 U)LA—HEFM
2. HLA I 1 /54 T—HRAEER (5§

1. Busulfan + Cyclophosphamide
2. Fludarabine + Melphalan +{K{RE 2B KETHRIRET

e ZIEEN U= P — e o .

* Busulfan [FETHHER CBVV T FHBRERDORIENHHNDDTEZ D

* JEMIFE R or HLA A —EUMGEE BB CIITMIRER IO T > DR ShiHR

- B¥ MRI (&, 1% 2 FE(F 6 DAEIC, TDEI(F 1 FEITTL), Loes score Z5Hil 9
S 5. BiE% | FEIF Gd EBFICKDEFIRDERDITMI 2.

- BiE% S FFXTIE | FEICRRMHEERE, AERE, THBKIUEERE, BHRE,
AR E, ABR, VEP, MRFHEZERZITD. ALD-DRS(E#HHREES) bEH
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MR OFAE T L CIE, PR @) e FAR A RN T A 2 LI &
D, JEROEBERPLHETO TSN L. 72, EEEAEREEICHL T
b, WIREFHE 2 EIZHZRO ) Z RIS T 5 2 EPEETH L (KHA RS
4 2[BQY | AMN PLZMERAEFFREICKH UTEDK DITARBENFEI DN ? ],
HOUICIRFIDRE YT R 3 AMN IESUICE MRS CH T DAEEEE . B
NOENEZHLDIC]SH).

BIBREFRNVE BREE

AIE AN AE L ALD OFRP A FRICORCED L 720, & TO ALD B4
BFIZBVCCEMMZBIE M 2 M L, HEITHFREOR I 2 HE L T
WS RER DB 7YY Y RPZF TR L, ALD BHEEE ORI S RIT Y
PERBIC T E) DA FEAH FRER1E 80% (2 DIT 5 728, BREEAER % & & Tl 2
BB AR DR & BB B AV E DT OME P LHTH S, —T, WHERKEET
(ZFEREDG] T b BB REERE IO TMTH 5. (AHA FSA2  BQ8 [BIBAR
EDFASAE - Fin, ER. RE BRIESTHN? IBR)
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XHEGEVEEIEERERTH B ALD ICBWT, FEE CIIRERR R THRIT
HTELRVWERLRBEHRNZHT5—)T, KMERPEHBAEICH L TIETE S
PRI NAAT 2 2 ERFRHRUFICENLZ L LD, im0 o OFRRJENT R
FAERA ) —= v 72 X ASERT BB ED M O BEEEN/L TR s v
Wb (KA RTAUICQ4 : BUEBEDRIERZHITEDD ? 1B8R).

ZD72DH121E ALD OB RSB T T8 L 72 L CoBE R IRE
HEANOBEEA T V) v 7 ORMD O CEETH L (KA RS54 2[BQI2 !
BEIZWRFDOEANE CRENDBLGHD VU VI FNDEDLSICITOIN? ],
[BQI3 : atrisk DEBENDEGAI Y EUVITIENWDEDKIITTOIN? ], I
SUICIBQI4  FERA VU -V IZ4%H], BEIRE, ZHBEOREE D&
TGHOVEIVIFEDKDITITOIN? ISHR).
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BQ 1-1 | NEAKEREDSEBKAR T ME?

AR, HEEECHEERE, BHEIOR IR EOTEHRERCTFENER &2
NI TR o 7EREH 72 ICEO B R TI/NERMEREIEHE Y X b
74— DU EEE) .
CRBREFICIIERLE, FHIOAE, HERSE D 2 BOePTIEY D B 7,
BATORRT LR ZR MR EOF L SIEET 5.

FRSH

NSRRI BN E R IR IR AR R R IR B, 1TE R BRI, PERE
b, HITEE, FTuhAzExRE0"Y, SFICETLEETELZZ)OKBE
&5, FEERMOE MRS FRITH ), RZHIrEETHL. F
WIZWrRA >~ ML, CHETICROTERTHRIET HIERICKOC I L TH 5.
TR O THIET AR EREE, MRS INES &4 EE s L
T, FEREEOEERIMSBIER S E A% 5 ) [T RE LB OKT, mAdX
OWEE ST L TEBIT2 727 AMEEOHE N L LTEETH L. —HOTH)
BRI E I MR E Th 53~ MEBEREIZ X AEROTTREN: b #H
HanTwa?, BREBICIIEELSE FHOGE BESE) 2, Boriic
UG 5 7, HBAT O R MR EO G 7 &R L, JEHE MRI R
B LM R ESHIRIIREE> ZE T 5.
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CIERBMORIEHE Y A b7 1 —EFTIEEEE MRI, fEESET R % 2 1]
BICRBEBIRT L e E T L.

AR DFERIZSEAT L CHEES MRI L ERZED 238D 5 2 L9\,
BB, RENORIBHE Y A MO 7 4 —OEERFENZ O WO+ %A E
Behh.

RS

AMN JEG OH)FEAEBYFEIRIESE 10 S RICKIWEL 2 F8RE§ 5 L ity ST
WY F 72K (Addison A, RIEAEFBE) b IR A1 KB AR
fTLA5%. BHE MRI EEEURZ O 1 2 BB 5 2 72012, JERINEL O FE
BHEY A Ma 7 4 —EGIOBEHE MR, ke R /2 2 MR IR+ %
CENET L EAKRRKEITIE, BHE MRI _ESSE PR ATR 4 1 B
ZIER MR Z D . FHERI ORI THEWRE OMET IR Z 580 5 8
X, BB OBES 2 METT 5 2 EEE Lw?. AKKETIE, HA
WSO, WS, BRI T FORERZ O 20°, T b OHEIR
AT B XV EIAT L CHEE MR EHEIRZE DO I 2 700 5 2 & A ki
Thb. FFICKEEN 2 <, AR THZEET 235613, ERoxm, %
ZAL, RRABEREIR T, SEFREEIESEZERO TORITHE Y A t 07 1 — 21§
HTENELL, BWPENLANSH L. RITFHEY A a7 4 —0BF, Rk
Y, JA—FARANTOZRRMRREZZOEL 2L, FRRETHo 2L LT
b, FRARIIZZAL LS Z &, HEICHERT R, JEH MRI 2 #8853 2
CEDOREMEHIT LI OEELEER D,
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B

CRBEATHE DR AT A b 2 BFITIE, ABR % &0 7- A FA IR,
FIEBEIEIAS AMN O R HIZ WD % h5 5.

ARG DA, 15% (I AP SR O 5 A TE 3 HpH & T2 2 & & A
B RV ORI, ABCDI BAZS A DS S W2 |-
HTH5.

R

AMN TIZEEL 2 5 B A IR, BT 30, iR b, DU
M SCAPTOHE, TR &2 5RO 5. IREE, shlEfastk) 2L b dH b, SEPUE
MR EFFEN), MEPGEBIREZEN) O HALERFIER 122 T, ABR (RN
BS) OIEFIERE 280 5 2 L0 %wY. RRRoER, TR ZED 5461,
AR = 2 — a8 F — 2 @B MR BB AREE O Ml %, ABCDI AR 1
2T . FRANCHICEIBHEY A ba 7 1 — BN BE Ak R
FEREIR T 2, EMBATZ RO TRV VOIS BEEE 2 5. HERE
(&, EE, BERTH LA, AT, s EICREORME, STOREL LA
HIRT 2605 5 GERERNE). AMN & FEBEOIEIRZ B 55, AMN O
BUHEELVBIED Z ED5% . P2, B h->T, BEICEKT 248 E
THHMENRCL 2 E, HAENKE V. ALD O ERORBOEA, FEIRE K
MICFRA W EbH ), TELMZPEEL 2L, REBOREED 2L, 8]
JEDENE, BATRE LR T ZEOWE, SR % R T S B OREDEIZ W
&% B, AMN b EBIFZITIC & THET S 5 2 L S Wi e 12 r >, LR
W& DA, 15% (2S8R OM S IEFEHE B b 2 L5, fEMRE
PR S OMEEZ W IE, ABCDI B{ZF A ST L 70 57,
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- RE, RO DIREHEAT P E O /NI B S, RS R, ME TR E AR
5.

CHHERMRI b, /BN, BNERIC A BERA R, SR A C L b B b,
CEIEEMS —aNF =, 7YY CHMAL RISREFMEOIRE D S /N - B
BNCRBATT 22 L0 570, MEEEAT R, BEHE MRIIZDOWT, [HEITKE
BB TLIENEETH L.

CRIBEEEY A ba T 0 —08E, KRS, D - SO BRRRRE AT 5
ZERED, SZRLERIFEREZROL I EDNHLH L EHEWICTOICHET S
CUENEETHL.

Tl
cd
&

5

BEH, RAMIDREC, ST LFMESAT, B, MEkEE, W EE
REEFRERE TS B MRI BIE, K, B GERER TR 12 PR R
RO, BESREBROL LD L. MR ESIENBRO S, ABCDI #Ein
FRMAS TR N ) 7 2 N RO L YA, WEBITE 5. FRMICEAEGE
K, EUAAT, BIBAEZ ROV OMER D /MK - MR EE H
VANO T 4 = EHEBICR L) 2 CEEL LD, 72, NN - IR
(BIEHEH =2 -8 —, 72V VHEMR JERER M) ORI 5 /N - fxis
BICBATT 22 Lhd b 720, BHN/NNE - IS4 ZH 572012, EEZ,
FIFRFAYPT RL,  BHES MRI BHEOREBBIRE 21T T LV EETH D, BT
MRATlE, SEP, MEP O HFRKEFFIER (212 T, ABR DFHIERE %720 5.
R OAEATHEIL R % 7250 5 SSAER A O /N % - Ee g, s et s
EROETEILICEMNTH2Y. BIBHEY A MO 74 —0OBE, R, /A
i - BRI ORE 2 50, SR EHRRREZREO LI E0H LI L 2HHTL 2
EHEETH S,
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BQ 4 | BRHEIEHED VY VIEEDZHNRER ?
-3 3]
- KE R+ T 4Tl €26:0-Lysophosphatidylcholine (LPC) % $81% & L 7234 & A
) == TP ThRTWA.
- I3EH C26:0-LPC 1& ALD OfEFEO B VZII~— 71 —TH 5.
SR ORME ) E R I 7 AT LY, B SE 2 Tl 5 PR T
DFEE;FFEINS.
AR

T AT AT X D EEIEKIIL OB EHIEEEY Y v IR E C26:0-
Lysophosphatidylcholine (LPC) D5 A% ALD & % f iR ICBH c& A 2 & X
D, FAERZZ ) -y I ERTWAEY. HERZA ) - 712k B
B ORZER & RINHISSE % MA$ 2 #EBH 72 MRIZEEO 7 + 10— 7 v 7,
W) 7 ] T OB MR 2 TR T 5720, KEDE L DMt T v ¥ 7%
ETIL C26:0-LPC ZFRIEIZ L72H AR A7) — = IR T TIiEE > ThB Y,
ENTO—HOMETHEZORED S LI L LTIThNTWwaY (KA RS
AVIBRAED W IR 1 FHERAIU—Z2 T DENEDENE EEARDIRT]
=),

S 512 V) YIRE C26:0-LPC 8 & V) BHEHEO SV~ — 7 —Th b Z &
AR S AL, A O R SHAFI IR S I H #iPH 25 2 L EEETH, Mk
? C26:0-LPC DN %, T OZBMREN OB STV aY. Kk
Mmoo ) V) Y HEE (C26:0-LPC, 32:0-LPC) D& & IR D EAEE & O IZH
Vedid 5 W BeME AT S 72 F 2 C20:3-LPC 3E N1 C20:4-LPC A%, i
MRI BiZE TEALAFRD SN BN D L TV B T EAHE SN TE DY, BEH
Melifk % &te ) V) VIREATKINEISSE B L COR LRSS E 2 b b, 4
%, I 2 EMIOTHEMZY ERI 2 2247 2 812X ), KIS
FEx TS ARES TORENIMFINTND.
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CHEEFEICBWTL, BROEICIE, BEFNREZIT) ZEEE L.

PRI D 15% (&, I AR SR I ER O AT IEH R ICE 2 5 72012, &
RFWBRAITLHE 2 5.

- VRIS OB IRFIIREORE, F—Z3NOBEEZ DV L5E, BT
AT 2 [EERICAT D, TR 2D 5 LT L\,

FRSH

PHEEICBOTE, MPBRESHBRO L3 2205 500" fo~u
T ¥V —LIHTH L, Zellweger <>, ACOX1 KIEJE, DBP RIEFEZ & TH
MEHERO LA 2202720, AITAEY A MO 7 4 —ORKHERT
ABCDI DBARFHIMRA ATV, JRIYNY 7 2 b EFEET L2 L3, FAIEHEY
APOT7 4 —OFWMICHEHTH L. 15% OLHERKREFIZ BT, M REH
BERGER DAEASIE W HEPHICE 2 5 2 L A 5%, BWHEE D 72012 ABCDI A5
WAL ZAT ) 2 L DSWIHE 0 B, ABCDI BRFMMEX T O BOEES L LT,
WHRRE O E1E, X Getafhns2 Kb % Z & T, Sanger sequence £ TIT R & 74
RRBRGEZ QEETREDLD 272012, A—RRANOBEEEI VDA
X, BIETATZFEIRCAT ), £7203, SR ¢, HIRT 52 L0
F L\, ABCDI #A1n T 12X AH R4 @ ¥ > pseudogene 73 1), PCR (polymerase
chain reaction) * 179 72D 774 v~ — DT A VICIIBESLETH 5.
ABCDI BIZFIZRE R RREFERLEMBWEL RN H 56, PCREMO
Sanger sequence £ TlE, HIY/N) 7 ¥ MO HELR AR H LT LIEE
5.
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GBI RIEVER 2 FEZET 2 ) A TH R = AEEMAIIEE 2 5.
- MRS #iAt 13 BE#B MRI _F FLAIR / T2WI T HEIRZ % 2060 7 WHHIBHIZ B W TH)
Motz b3 59 2 CERERDIED.

RS

GHEB MRICBWTHEIRZICH N =20 Al R 2 80 25613, HEE
DIJEMFRE 2" L, S3IREPIART 2 2 L b B v, HEWEDOLHFTIZ
RN R E RO B T LD\, BHES MRI _F FLAIR / T2WI CRES5 O FEIHRZ DS
HEARERZ PRS2 E BT b FVEIRZOMBITEILR 2720, oA N =7 A3EE
R E B0 B Y E kMR O BISHGET 2 E T2 Y. R BRI D8
BRI IR LS R % 580 e Wi A1, [HE I ZHHES MRI, T B & #E a8l
B9 5. FHEFIAO KA / /N - BRI BT S la gt tk, A AE
ERRBOLVEER, HEREIZBIT S0 ) =7 AR 1 ELINIZH
%4 %Y. MRS &, FLAIR / T2WI B {§CHERZ %2 RO 2 WHEBIC B VT,
3 CERWEEITA /Y P VO EREZRO LY S, OB EOZLE R
WeL”, 2% FLAIR / T2WI [ {§ T HERZ % 850 2\ OfGB S A E 12
1) LEDPDS.

XA
1) Matsukawa T, Yamamoto T, Honda A, et al : Clinical efficacy of haematopoietic

stem cell transplantation for adult adrenoleukodystrophy. Brain Commun 2020; 2:

fcz048.

2) Pouwels PJ, Kruse B, Korenke GC, ef al: Quantitative proton magnetic resonance

spectroscopy of childhood adrenoleukodystrophy. Neuropediatrics 1998; 29: 254-264.
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BB HE Y A b0 7 4 — (Adrenoleukodystrophy : ALD) & 2 A P A9 8L &
L C/h IR Tl #5538 5 A7 (Visual Evoked Potential © VEP), i 14 fix # S IS
(Auditory Brainstem Response : ABR), & 1% /& & % % % fiZ (Sensory Evoked
Potential : SEP), 4% & Ff & % & & #% % # { (Short Latency Sensory Evoked
Potential : SSEP) %%, % A adrenomyeloneuropathy (AMN) C #8758 FE {7 (Motor
evoked potential : MEP), ABR, SSEP 2SfIZHEFRTH L. F M AKREE D
VEP (X U ABR 7% EFFEEALDS, HEOMITE & BEIOFFHMICHEFRT
H5.

PR LR A TR R, AN I Wechsler RATRERRASIZ X V) SREHE B
L ORI (B B WIZFRHERD) B 2 5Pl 2 CZ L 5KEITH ), FIZE
EA AR OB IZHE L CI/NE TR BEEN L BIET 2600558 {, R
W2 O BE H A3 4T L, Wechsler 5% 1 AE Bt A o WISC-III T & #) 1 £ 1Q
(Performance IQ) 7S 80 LETH L T EDHEF LW EEZ LN TE 72, TDIE,
A BAR D WISC-V ICHUE IS & D, TAZIHE & L CIE 8 22 9 17 (Visual
Spacial Index) 780 DL CHhH B Z ENEF L WEEZ b5, L LBIFET
FEEW T =GN TEB LT, 4%, HERAZ ) —= v 7 TS
LIEBIDHEINT 5 2 & 2 F 2 5 LBIIEOR RV % b WTNIZLT
bIRIRDELT S B0, b b aRIMBREN MR T T AHIERT 5 2 &8
B TH Do A TIE Min Mental State Examination 15552525 Sl L TH 5 2
EEF L,

“ ALD (F#ATHERBIER B TH Y, WEOHP, FHAERE, HRESZ SI2o0N
TIFREIIMRA T d 2 MREAEBFN, M CHEPNRESRR L AERTH
5.

RSk

ALD O—FMNREIIHE, ThabbEL L CHREHEOBERE DRI X
DEBLT L7200, FARMREEICED 5 iR ABFIREs R A BRE 22 L
RILBWICHFSG L) 5. LETHERBMERETH ), FEREAL & A
HIFRIE ORI ZAL R IR R OGO S E 1ML L 5 5. M OE ML,
FRICFSERT PR O R RERTA, & MM OBIG, #EE O AELTEE I
WHEHT® 5.

1) HREIEPIRE
FHIEEM ORI HEBEAZM D %2 < 2555 %EM (ABR, VEP, SEP, SSEP 7



E)OME A TbN, EEOMETE & ISR - RIEEERIER, B2 RIK
S OWERFIER 2 b ITERICE LY LG STV 5.

ANBAR N CTLEFFIZ VEP OFIFIERE S A S, BT L & O IR
7 B IFREIE R X P S AE U, SSERT/NRIZ BT B VEP OIRIEORIINY & $544
ENTWS. ABRIIEMFIEE (RIS P DRE, T-MEMH, - VIR OFERE
B)MRSN, BRAICBRIIE S 2 SIREAET L Cw &, ERHEERICES

— I T AFEI TIE AMN TRIEET 5 2 &EDIIINE <, BHEORE T
I AKHENCHE R 5. AMN Tl & EB)RE 5 B (MEP) O 55 12 B0
b 724, SEP OFIFIER 122, ABR &% { OJEFI CHEHFOILR % 580 5
I 7R R & 52D B A KN O EBI T UE VEP IO IER 2 0 5V

2) HRMEZMNRE

KM ZE O[5 EFFH & A2 & SOWE 9 % ERAZ O B IRBERBIR T 2SR IC 2 B R ¢
VNSRRI TS RTEESETY (10~20% FERE), TATHZERL (80% FERE, N
HE~BHTH - 2BHZE) THEE LY, BIHIAEERETREORT, FHPEEO
ZALDS, BB TP R EE LR S, SITRESHRICD 2 & B
BI% s, 7272 L MRIJHZE M BURRAL &SRR DVE ISR IS FE BT 2 & I3RS e,
AR REEIIRADOHEN W &A%, BERISGIIMEFE I AEE T
bREG R HGETH O T 2780 575, AkI v, #7) - BEhmdof, #
B IOV TR LB RS = Th 5.

NBRTIRER A KNS , B2 OBERMEESASNS Z L& 2S S
L, Wechsler SR HIFEARAS (WISC-IID) T3 7420 5 FFEME 1Q (VIQ) I L L TH)fE
4 1Q (Performance 1Q, PIQ) (WISC-1V T & 5 & H fi# 48 44 (verbal comprehention
index © VCI) & %15 #f# §8 %% (perceptuual reasoning index : PRI) 725, VIQ & PIQ &
ZIZMAE) O T 2RO L 2 EH% L, L—T g~ M) 7 AL
(2B 2 1AL (Frostig BUAI RIS EM A 2 L) FHROE T b A HND. WISC-V DH
AFERIE 2022 £IZFETERIMG & 2 1), EREO PRIA A 22 ), WRENIEHEBLIRER &
L T #1 22 [ 8§ £ (visual spacial index @ VSI) & ¥it B 14 #f 2 45 1% (fluid reasoning
Index : FRD) (21 2 7z, ZHD ALD BADEFKR TOMERIT L2 5 52
o Ty, Lo L, MNETIHERERY? S OFENPLENE (, B r0H0E
RHIBEEDTRD H D T EHL v ALDFEBNIR L THEIET 2 REOMEEH 5 E
AT, WINAWHEHILL DT AEESI NS,

BN T b PREATE 2 A O T &5 B AEGTII/NEBIFERE, B H Wechsler 5
FIREM A (WAIS-R) T VIQ IZIE L PIQ X F 2 3280 2 IEBI A%\ & S 41, WAIS-IIT
T AR W SE R, FE A RBERE, 475 B CHRE B S AL 2 AR KT A (perceptual
organization : PO) M\ EHEEE NS, LoL, TNETHRAZRR L 5K
B CldAmimo TRIHE oM L 1L, DT OREO & 9 1IC&kimrtne
DIET L) ZETHBiE NG Z L h% .

FEEB R o &M EOE AMEIE/NE, AL S ITHERE SN TV 528,
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MR HROB A SEFERIC, NETIEPIQ 721X PRISO LLE, AT
Mini Mental State Examination (MMSE) 25 SV ETH A T BRI N T 5,

3k

1) Ochs R, Markand ON, DeMyer WE. Brainstem auditory evoked responses in
leukodystrophies. Neurology 1979; 29: 1089-1093.

2) Kaga M. Neurophysiology and neuropsychology in Adrenoleukodystrophy (ALD) .
In: Imanaka T, Shimozawa N. ed. Peroxisomes: Biogenesis, function and role in human
diseases. pp 261-279, 2020. Springer. 2019.

3) Matsumoto H, Hanajima R, Terao Y, et al: Efferent and afferent evoked potentials in
patients with adrenomyeloneuropathy. Clin Neurol Neurosurg 2010; 112: 131-136.

4)  Furushima W, Inagaki M, Gunji A, et al: Early signs of visual perception and evoked
potentials in radiologically asymptomatic boys with X-linked adrenoleukodystrophy. J
Child Neurol 2009; 24: 927-935.

5) Matsukawa T, Yamamoto T, Honda A, et a/: Clinical efficacy of haematopoietic stem

cell transplantation for adult adrenoleukodystrophy. Brain Commun 2020; 2: fcz048.
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“ALD O FBFE, TV yRIZIF TR L, NI B W TRk &) B R B
RED EWFHl A LEETH 5.

- ALD D RIE A4 (B B2 BRI T E) OF =R, AEZE U T 80% LT
HY (PTHREI VT34 FRZ), BEFHOE—71E3~10EME SN
TWah.

- ALD DRIBAZORERIE, MoORKICE 2 b0 LFEET, REEELE &
BRI, AREWHD, MLEHER, i, e, BER, ey okl
Thhb.

- ALD OEIBEREOHREL, BEHOACTH EaVFV—)b, L=V, TIVFZ
7 U, DHEA-S, EffHE, IhE, 1%, K ACTH Bz & CTh 5.

- ALD ORIBAREDEEIL, FHE L THE I VT a4 NORTHEEZIT).

fESR

(FEAESRRE - )

ALD B 159 B (4Efs P ULfl 24 7%, 1~717%) @ 28— MFZETI, BIBA4
(B Kz RS REAR T IE) O EEA R ERIL 80% I2DIEBY. F 72, BF D 38% THI
BARLEDS ALD OFIHERTH ), 67% T ALD OB Wik 12 BB AR REIR % 380
72V, ALD OEIBEALTIE, WEIVFIA4 FRZPHEINF 34 FRZITE
TL, WiFchG E cofiEoh iz znEh 16 4, S6 4L s,

ALD ORIEAREORFEEMOY — 713 3~10 3 & SN, #iko 2+ — Mg
TIRREFERII/NEHICHRKTH Y, 0~107% 47%, 11~40 % 29%, T D%
1 6% Td o 7", Dubey b D5 TIE, FHERT ALD I 49 Bl P45 + 3.5
%) D 80% UL ECTRIB A4 %25 7-Y. Matteson H 125 5L, FrAERE~ARY
==Y 7 THEEEINIZALD B 5BIDH 5, ACTH EfEZ/R L7720 1%
FTIZ13%, 3T EZTIZ20% THo 7Y, A5 BEIZTVF ) — ViR
THFEZ B LB s s TnbY. —7F, WHEEREZICBT 2EIEAR
£ZiFENTHBY.

(AER]

ALD DREIEA ORI, Mo FIEMEEE i BRI T ELRKETH Y, &
DERIE, EHAR, FEBY, HLEHEIRZ SIRFRI T, LIZLITZIDE
NbZENDHL. Tz, EIMRIMLE, RFEREE T - BEOXRIMb AL
N%. BHFERLFM 2 EDOA ML AL 2 BEREIBA4ICL Y, Wk, 5, B
K, ERL, RIE, RIME, Y avrhlEiERIT.
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(%&H&]

MEMHRATIE, ACTH L&, aVFV—VKTICm, ik, HimksswEo
AL GFhEm A, HFEREREAIN, 1) ¥ RERRAY) 2 BRSNS, E VT aAq
FRZxEHT 5L, K5 MY AMEE, &7 Y a0uE, KBTS F—v &
% X737, BRI EAER TH - T ACTH i %3 ACTH BB T o
INF = RS Z 7RO 5.

KEVNEAGWFEE, ALD OFZ R S /NER I E I X % &IE 52 i RE
oG L, EHWRE=Y ) Y 7ERRELTBYY, B2 o
Miar oS, BEZ ) —E2TPH$57.

Regelmann 5%, 2 KM TIEIZWRE L ZDHI~4PHTE, 2 ETIE4
~6 0 H T DA HERE L TV AY #0) ACTH 100 pg/mL AKifi 422 2 VF v —
WA 5 pg/dL DL EOAEIXERE =4 1) » 7%k L, ACTH 300 pg/mL Ll 1T
VT — Vi 18 png/dL K TIIHEZ IV F 3 4 T BT 5. ACTH 100
pg/mL KD T )V F = WEA 5 pg/dL K>, ACTH 100~299 pg/mL D5
13 ACTH BT sk CEEMli§ 5. ACTH &Rk < )L F — L TEAHE 18 pg/
dL KiEOHEE, A ML ABOWE I VF a4 NHlifTeET 57

HEaANF a4 RREZDFIEIEE I NVF I FRZICHEN0, HE o
VF a4 FHFERGEHRL, L=, TIVRATOrY, BFEYEOEIREZ S
5.

A

RIBAREICHN LT, A784 FHAREZT)Y. BEIVF 31 FOMEIC
BWT, WRERIRY, AB I )VF ) — )LD srihe & H I E) 20T 2 s e
EAYENDY. MEFREICBVT, ANETREENHOLZVE FaayF
Y(a—=hrY ") xR, FUBH 10~20, SR 10~15, % 10~15 mg/m’/
HxHZE LT 1H3EEORS TS, MATIE10~20mg/ H, 2~3 25
EPEG 5. BEAEEEBT L2, BWEHOEEZF 2y 2 L, 3~472H
TEoE=S) VI THRGRETHET D,

EaNF A FRZIZHLT, ZVvFagavsFyy(7a) 2 7% 2#MiKT
AW EIEOMTEET AL b H D, BEAT, BIEAEICHT AWRAR R
RS L,

3R

1) Huffnagel IC, Laheji FK, Aziz-Bose R, et al: The natural history of adrenal
insufficiency in X-linked adrenoleukodystrophy: an international collaboration. J Clin
Endocrinol Metab 2019; 104: 118-126.

2) Zhu J, Eichler F, Biffi A, et al: The Changing Face of Adrenoleukodystrophy.
Endocr Rev 2020; 41: 577-593.

3) Dubey P, Raymond GV, Moser AB, et al: Adrenal insufficiency in asymptomatic



adrenoleukodystrophy patients identified by very long-chain fatty acid screening. J
Pediatr 2005; 146: 528-532.

4) Matteson J, Sciortino S, Feuchtbaum L, et al: Adrenoleukodystrophy newborn
screening in California since 2016: programmatic outcomes and follow-up. Int J
Neonatal Screen 2021; 7: 22.

5) Eng L, Regelmann MO. Early onset primary adrenal insufficiency in males with
adrenoleukodystrophy: case series and literature review. J Pediatr 2019; 211: 211-214.

6) el-Deiry SS, Naidu S, Blevins LS, ef al: Assessment of adrenal function in women
heterozygous for adrenoleukodystrophy. J Clin Endocrinol Metab 1997, 82: 856-860.

7) Eng L, Regelmann MO. Adrenoleukodystrophy in the era of newborn screening.
Curr Opin Endocrinol Diabetes Obes 2020; 27: 47-55.

8) Regelmann MO, Kamboj MK, Miller BS, ef al: Pediatric Endocrine Society Drug
and Therapeutics/Rare Diseases Committee. Adrenoleukodystrophy: Guidance for
Adrenal Surveillance in Males Identified by Newborn Screen. J Clin Endocrinol Metab
2018; 103: 4324-4331.

9) HAWGW S, HANENWYS, HARZATOA FRVEYZAR, EA
BRI E A B) S BORWTZE S BIE &)V £ & e R FE 2B 5 % A AT 7E
PEEFER - B2 ) — ¥ 2 & CRIE AR TREDB I & iR IZB T 595
Bt HARNWERMERS, 201591 (39) 1 1-78.
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CTIXORENEITH LT, PUEHEZRTG 52 WD L. KGO IR
IEET 5.

C PREAFRE O AN L A BEIME T ERE L 2 5.

BB EOAIN D DAL, BIEREARVE VA DRET 5

fEER

AMN FEEVEC R R 1L, EEATE FIERE § 5. TROEMEIIH LT,
NI BT 2 yRFHFZT U EOPIEMEEPRIR R T IEDH L. G DOEIX
BN RIRACERE T A, T2, HYFREOBAIZLD, BEHFICED 5 Lt
(2, kBT 2 EBET OEBNC L D, EREOWME T 21T L b EEE LS.
BEERSRERE =R L C, WIREGRFIE EF L THBEL TV I LD EETH 5.
AMN JE B TUIEEESME 2 & o DT ICRHIIARAT 3 2Bl OMmE b H ), JHEE
WBIZIREELET LY. AMNEGNICEIBEREREZE) 2 b h b, 208
A, BIBERERVE Y HAEOBG DLHEE 2 5. BIERERESRE I L TWw
Ll RIZAURIBASEICL DIGIIC R 8D, EEEXZET L. WL
D BB EDEIRZ RO R WA TY, BRESCIMEIZ L 2 HE~D A L
A% ETC, BIBEARSERDPEAENT A2 L3 H ) (FEMRIERERTE), To
ACTH #=ifli, #5# ACTH Bl CREM LD L W2+ 52 & b EE
THb., WHERZIZBWCUIRIBRSIEROIE F D 20,

Xk
1) Raymond GV, Seidman R, Monteith TS, et al: Head trauma can initiate the onset of
adreno-leukodystrophy. J Neurol Sci 2010; 290: 70-74.

2) el-Deiry SS, Naidu S, Blevins LS, ef al: Assessment of adrenal function in women
heterozygous for adrenoleukodystrophy. J Clin Endocrinol Metab 1997, 82: 856-860.
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- SSHEF O/ - R ORERNI S LT, SRR E R O #ETE 1E
WHERTH 5.
IR RS R, BHES MRI R ORBBISESEE L 4 5.

RS

SHES MRI AT O FEIRZ O YLK R REIR O AT % 5280 B FSIER M 0 /N -
P RIEIE Y A b a7 4 — NI LT, s R A S RE IR O AT 45
IHIZEMTH B EHE SR TWAY . A MRI _F/R, B0 ERZE > T
BIE SN LG MR RIE, % < OER CldEmEMiaiEts 2 22 H DI ER
WERRH RO R RO D, /N - B ENIIEIRFE K 2 45 TR OB A RN
TNZRATS B & DEDNH Y. /N - T KB Tl 7 WIERI T b IEk,
AN - IR L REXENC 2 2 UTHEMED D O, F OB AT E I MR RS 52
BEHER MRI [ {§ ORGEBIE % 1T\, BHES MR _E O FUERZE O B % FL R 5
LI ENERELE LD, FBE, RENDREIBHEY A PO 7 0 — I3/ -
B B CER LR RRESAET A 28, EERARBBSEIrEECHL L
ETORHL TN LD EELE RS,

3R

1) Matsukawa T, Yamamoto T, Honda A, et al: Clinical efficacy of haematopoietic stem
cell transplantation for adult adrenoleukodystrophy. Brain Commun 2020; 2: fcz048.

2) Suzuki Y, Takemoto Y, Shimozawa N, et al: Natural history of X-linked
adrenoleukodystrophy in Japan. Brain Dev 2005; 27: 353-357.
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BQ 11 | REAICEHINEBHBREORERVDHNSEEBTZH ?

- ALD BEEE TEIIERTZ IS P ROEGE (S8 5 0%, RINE R BB A 2 AE IR
DBV DFIET B E T T E 2w,

R BIFEIE LR LTI 2 R IFIC N — 2 T A > & L CHE MRI Mo dE % fidT L,
P, s 2 ke L Calbl Ze AR 2 FI T3 5

SRR LT3 AR 6 A T TICRIB A 2 FEME L, EMMICHRE T
MfE L C AT 0 A FREFCHE 2 RS 5.

R (R 3BR)

SERHORTIH BT AR 2 ) — = 7 7 TR SN ALD BIHH
BANIHIERCH 5720, FTRRACREEOB/EN Y v ) ¥ 7 bG
075 Y L BRI R Tl 5. BIEBHOR BT B & SNHK
B ED 00 S8 SR U 3 AR B & A £ C £ BRI <, 60 BEARE T b > T b S
TRRENDHS, T RABFEORES LRS5BT TLIBEC, vIh
bRAEHIIEFUTE AV, —H T, RREITHEFEN T, MEAZERT
BICHAT 5700, IR, TEALTEMOMADLET, g, WKL, B
HID S UPEE 2385 L 727 o+ 1 — 7 742 S L CHle) 2 R S e B
T5ZEHFARCTH S,

BHARHFHA

2% ICbaseline& U TEEEBMRI FERSER %6 HAFTICE#Hcortisol, ACTH

T1.T2FLAIR 25 (+)~Gdis% [ FIERIBIEEE ] Y|E#—~ACTHERRER
Follow-up MR - . Follow-up BIESHEEsER i
s Emeamnais a0 S10%_ 46nATE ;
<128 $ETE -40%% : :
S1o% - BE >408% - BECHUT :

B REHR

_________

FIEMSERBED T + O—7 v Jia¢t

AR wERRsy oLy WETR

l YR HA

| INE - BERARE — i | WEILF I REREE :
+MEL =V EMEBREOHE |

. a&&*-wuxbeﬁu%ﬁ)ﬁ AMN : B2 DA AR IR BB

25 1T &5 (- P - H

B AhBEL CEEMAL | AMN /)0 - BB or BLAKRE. — F51E | |
| EAKHNE — i | !

v i
i

fAZFETITAO—9 2D DIV EIHR(FESNTULIEN

RENBEEEOT +0—7 v THEit
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A B G B 2 D v TiE, KA ALIZ D v T M MRI AR 2R (T1, T2 385,
FLAIR %) % 2 & F# 12 base line & L CHEfT L, LAR, 12 E TIXPETLE, Zh
DI 1 4R S L ISR ST L L e Tk 3 2. BF 2o udy ) =
7 5 (Gd) & (KA RS A 2[BQ6 - HRUZDLEF Y MRS REBEDMNES
(F? |B8) 2 HifT3$ 5", BREOBIGIZOWTIE ALD OBREE FEIC X 0 HIF
ENLYS, BUKTIIREERARN, M, BHEEMEOZERLEE ZAE1I2H
Wrd 5 (KHA RSA2[CQl, 2 /N - BERARNE / lAKBKE(CK T 5i1&
MmEREBREEED ? 188). 72 18 mUFEIE AMN OFSIEIZ DWW T b ik
SR LT 5.

R E R ORI A 7% 6 20 H £ TIZH 8 cortisol, ACTH Z#ll5E L, LIk, 10
WETIE3I~6 AL, ZRLRIZ1ETLE, 4080 5 ELEITN UTHATY
BT ENHERENTVBY (KHA RSAVIBQS : BIBREDFAIERE - Fih,
fER, 88, BEEESTLIN? ISR).

AR AAZ ) == U ZIC TR A ESNRWERIEE L TR woN) 7
FNELOBBO 730 —7 v THAEICOWTIIRENEZ ICHE L2 LT, E425
IEF Y ADFERFICLVEADNY) T NS EOBREDPLEI LD EEZON
%o

3R

1) Engelen M, van Ballegoij WIC, Mallack EJ, ef al: International recommendations
for the diagnosis and management of patients with adrenoleukodystrophy: A
consensus-based approach. Neurology 2022; 99: 940-951.

2) Huffnagel IC, Laheji FK, Aziz-Bose R, et al: The natural history of adrenal
insufficiency in X-linked adrenoleukodystrophy: an international collaboration. J Clin
Endocrinol Metab 2019; 104: 118-126.
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- BE T ALD DS EEDL N2, TTREZ SHEEZ W OMARNICARN & RIRISHEIZA
TR YT RAT) ZEDEE LA, DR L LREEBRIRICIILT SR E
o 2.

C ZORFICEBEDPRBEOR AT, RIEOEMOMHER L) 2T, MEOHESZ
B re) Y TERECAT) EUE L H 5.

CIRFIDA T ) v TE, EFTIREE, RIRICEBER, WELEG ST
B IR Z 1TV, KRN at risk HOMER, LHREEOMEOERIZO
WTHHHT 5.

H

f=
N

FESH

ALD 2S8Eb 7= 81213, BEORMBH & ZOROEBHROFBRPELTH
D, BIEA T E) Y 7IIBWTYH, XEHEOBDEAX, BHEOBERICIOW
TOFRIRMEAIRA ¥+ TH Y, LEPHIUDEGEEMEOMMEBIR) L
LUETH L. FFREROEIUZ & D 5058 DAL at risk BE LR E AN
LI, FDOANDBEEA T V2 VT OEFRIIOWTIEREET L2 L D
HETHLD., TNLoT, BEAMBWAREE 20, @Y7+ 00— L@y %
BRI O IRIEASTTRE L 72 5 2 L IZOWTHARETH 5.

BEDPRBENPE)DICE-Th, #EEAY V) ¥ 7 ORNERLENR T %
HLD, FHEOADBZEA T &) v VR EFTTHIEIRET L ENES
Ly,

Folmh o) v 7N EE, CENUTRBOBERBRO D L Ei#E
AT —bEDF-LTHLET L ENEE L, TR LD RBEED
7+ 0= REEOFHIC OV T OB 2SR 25, £ LT, BERLZOD
R T 5 0ETIROEE L 0 5.

SREFAERST AR ) — =0 T O GBER L 7 5 W 2 TE TW BRI
DT, FARMOWEZHLELMHZOBRN 7 + 0 — P HEI > T HEHE
AHNBY.

3R

1) Raymond GV, Moser AB, Fatemi A. X-Linked Adrenoleukodystrophy. In: Adam
MP, Mirzaa GM, Pagon RA, et al editors. GeneReviews"[Internet] . Seattle (WA) :
University of Washington, Seattle; 1993-2023.

2)  Moser HW, Mahmood A, Raymond GV., X-linked adrenoleukodystrophy. Nat Clin
Pract Neurol 2007; 3: 140-151.



3) Shimozawa N, Honda A, Kajiwara N, et al: X-linked adrenoleukodystrophy:

diagnostic and follow-up system in Japan. J Hum Genet 2011; 56: 106-109.
4) Turk BR, Theda C, Fatemi A, et al: X-linked adrenoleukodystrophy: Pathology,
pathophysiology, diagnostic testing, newborn screening and therapies. Int J Dev
Neurosci 2020; 80: 52-72.

5) Baker CV, Cady Keller A, Lutz R, et al: Newborn Screening for X-Linked

Adrenoleukodystrophy in Nebraska: Initial Experiences and Challenges. Int J Neonatal
Screen 2022; 8: 29.
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3 4E D MFD-free L1754 23.1% 12 & £ % 5 72. —77C Chiesa 5712 & 5 LS>9,
NFS>1 OHEFTIARHE 16 BIOWETIZ, 7ANV T 7 Y ZHIMLEIZHTWAIZ
bbb d, FwiMsrdos b4 CMA S T4 4 D MFD-free £ 17 513
41.3% & LAY R C, MFD-free TH 5 THIO LS IE 11 225 16 Th o 72, il
My — 2 & LTI E A, Z7AVT7 7 2 &5 VEILEZ 1T 7254
3, L0 EHE ISR MR RS RN e RE SR Tw Y,
Kato 5% LS>9 OEFTHI TR MAHE % AT L 72 14 Bl 5 &, BHiEO LS
(E 4 BT, 1 BHEEITELR, 3BT +1~1.5 EBEOE[ICE T oTHY,
14 i 8 B TEZWT LS BRI TH - 72 Kato 512 & 2 bAELEOHETY T
b, A A% O ALD-DRS (34 7% 380 % 5> 72, Broek 5 ° 13 I 1l
FEA 4 O Karnofsky / Lansky Scale | & % Performance Status (PS) DFHlli % 17>, #
HEHT PS>80 DBID 9 & 38% IEBAiAE 1 £ F TILEKT T2 0DZDRITEE
L, sHBIEE (el 76 20 H) £ T2 PS>80 DILFRIZ 62% 5 5 70% (223 d
5T L & L7 Pierpont 5* 13 Vineland #IBATEIR 12 X 5 ZFfiC, 12Gy LA
F L E RS % S ORTLE X 941 BA Y FOKT 2B E, SICHER
HETIX 625 A ¥ M ERSHE, E5I2LS 10 AL ED 23 BlIZ BT 2 BHliEDR
FHERE R H W AR EIE (ADL) OGS T, 70% Al B 72 MEECHEEBLE L, 65%
DA LEHT, 83%BRENOREEHN TR THHZ E2RLEY,
DEDEHIZLS 9 MU EOHITHIZB T, BiRILE L L TEHEEOE
HBEHRIEE e 7 A 7 7 v O & BT, BRI Y — 22 e Fv b S
&, NACOBFHZ EI2 XY, BHEZOBIMEIRES HE GBS & OMEENT
BBUEST LOHHZ EHTRENT .

¥ 1) Neurological Function Score (NFS) : ALD i35 O ffi #2571 B RE % HLIE R,
Sih, EUBGE, WY, JEB) PEE %50 15 HE % 25 TR,
2011 4 LLREORR ST IE ALD OEFTEE % NFS £ fii MRI @ Loes Score Dl
HREDETHML T 5. 20721 CQl DfFH Tk MR 1 HE e
% NFS 15— A L TRl L T 5.

£ 2) Major Functional Disability : NFS @ 9 & EEBuHOEL, REE, 72—
THRAE, RMEREE, BAGAN, HIEEHREAOEN» AT HIRE

H3) ARHEICBIT L[ FHRNTKMEIFERERD ALD O HIKE & Bl L 72 O#%
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CQ 2 | MAKRRICHT BEnBMIEEREND 2

R

BAKINEL (O T DS MEAREIES, FERMICHEITI S ET, MIRERDET
EL7ZER%, EFXRZO ESEDIcs, REFHICHITID EZHRETD.
GRADE 1B. ##EDiES [38LHEER |/ TE SV ADERMEH]

CQ 2-1 | MAKXREICH T ZiEMmEBRRBHEIEFREO LESE DD ?

R

FAFFHADERPE CRUARIE S U OEMEMRBEZRET & EICLD, EFX
ZB EEED.
IEFYVAUARN | AGIROHEED #HER =TT 2B [CRLTEEHH D)

60 |

s

B AR BRI VD A b a7 0 — 2§ A & 54 E #2 4l (Hematopoietic
stem cell transplantation: HSCT) D EAFHR % MiE] L 72813 4 i 72 2 oW,
1 DOMEIE, MIBEEAD 2 I S BEMETH L5, BB ENBEETY Y
F 7, BRALIZL TV, Bl 2 D0, SERBED A DR A ) & BRET
RT(ZD 2 ODOHEDN 8 FEBNIF—EFI TH -72)>, BY D 1 DOHEIE 1
FEBIOREFIRECTH 72", FHEEZITTNOBETL, HSCT Bt 18 MLl
DIER], xHIREED D 2 HiA S BIEMZEOME T, 12 B, 4 BIAVNRMANERE
R LCOEMEMBBHETH Y, RIEEEESBIR 1 FIAVNMBEGHITH > 727,
HSCT % jitifT L 728 G 3 @ Expanded disability status scale (EDSS) 1, 1 {5 % v
T, 7T08UTTHY, RIBAES A MO 7 4 —EFTHEE MR O HERZED
WY % FEMMi 9 4 Loes score 1 14 LT TH o7z, 4 DOME =5 &,
HSCT D ELFFIZOWTIE, 34 EBIH 26 FEH (76.5%) BEHF L TBY, €0
26 FEBI OB OB o s gefifiix, 37.5 2 H (HiPH : 3.6-124.8) TdH - 72,
B o8 iEBIL, BAif, I 7.5 22 H(0.5-36) TR LTW5. —F, 3t
HRBHEEZME L2 00MS OB M TREITOHR) TIX, 8 4EHH 2 5E 6l
(25%) DEFFICE EF o7z, BELTWD 2ERIZOWTIE, BHiREER, Zh
TN, 20, WAOHOBIEHHMTHY, 5RY O 6ERIE, BRME % TR
55.5 2 H (13-68) TIETE LT\ 4. HHlHT EDSS &\ ) BT CTlE, AL E ¥ 72
EIRIRDHEFT TIEE L 72 8 Bl TIE, 6 HLLEDRERIAT 5 51(62.5%) Td 5 —
h. BHLRAER LTz 26 Bl T, 6 L EORERNIZ 8 B1(30.8%) & 47 <,
% < 1x 6 BRI T®H o 72, Loes score(LS) & W9 Bl A TIX, LS 14 B OIERIZHF
ROETTHELTBY, ZNUSNOREFNL LS 135 AU T TH o7z BHiH]



LS A 13.5 SLUF TdH - 72 33 FEFI T 26 511 (78.8%) ASELE L T 72 Btk
LTz 26 SEBIOFAERT O LS O3 7 (2-13.5), BAHAI LS13.5 MLLF T
B L7z 7Bl ORHR O LS 1E 6.4 (2-10.5) &, LSI3.5 HLLF CldERFFL LS
DOBEIZIE-> &) Loz, FINA S OIS CRIEATLS 252 M EBETH -
ThH, BHKREMEZ G, TEIE, ZHEA2% &2 LT LER, BT
LS %4 M EBETH o 7243, EIMFEME L L CRM &ML 2 Hyv, B8 7%
BYYE, EEOAIHEIC L 2 BAMERZ R LEALSENTBY, o
ROHEELTWDEEEZ 5N BHIRINC A § 2 8P I R SRR ORE %
D DIEF &S BLETIE, 34 EBI 8 B (23.5%) TR0, BHEBIE F 72 135K
DHAEFTTHE L7z 8 FEBI D 6 B (75%) & %, BREMREL L TVa72 26 FEBI D
HCIX 2 61(7.7%) £ PHCTdH o 7z, IR HE 70 # PR 12 SHEARREE O MRIFFZE % 720
LIEBNE ADL BSARIZZ D 3 <, AFROMKTICHEET 21 5EESH 5.
DIl XY, EDSS 6.0 FAl, LS 13.5 MUUT CTHAARE I ILH R A 2 580 7\
SIE R O BB TR AENC X L CHSCT 2 Eid 5 2 212X ), AfFRZ
fEE5, RIMBRIHEDBRBEIZ BT, AR RFT 722 BE %5 MRI {557
RIS T 5 2 L id, BEFHORBTHRARNMEZZHT 59 2
TEETHLH. FRETR#BLBERNORG B2 HEMICB LTI, BED
ADL, fHfEF AT i, SHE MRI TR, ERRAE#E, 8 —O®EfEIKYL, HSCT @
Fhi L TOWM 2 E2EEICFHM L, EMROBREZEZEE L) 2T, HSCT D
WSO EEBRFT20PRVEEZ L.

CQ 2-2 | MAXRE(CH T ZiEMEMBIRBERIGRIERELEZITZD ?

R

FME FHADERPE CRAARINEY X U COSMEFHRRBEZRET & C E(CRKD—ED
RER CHHEAER Z BB BICIE T B.

IEFVAUN | CGHROMEEMEN IR Z3ZHT 2B X DIEEIFPRENT
%3)

fESH

AR BRIEEAE Y A b7 4 — 1283 2 &l (HSCT) # O #ikk
FERDZEAL 2 MG L 7288 1d CQ2-1 TRLMD 4 M 2 B 72", 4 OIS % ff
5L, 34 EFT HSCT 289t £ 41, 12 20 H LLE follow up T & 72 30 SEB % xf
Gk LUCEMI L 72, 4 B1(13.3%) T HSCT 1%, #51Tldd 5 S HRHER O
EROTVLY, kL LTIE, #F, BEMELIS . K25 ORI
» A HilA & BIEEHFZE O S TIERIET % O ALD-disability rating scale (ALD-DRS)
ZFHLTH Y, ALD-DRS DT ¥ 7 5 —ERZA LT 513 EoLEmiz 7z (<, &
AMIZ ALD-DRS XA LT v 712 &5 FAUh o 0HETIX, Bk
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ZRICETZ7UZHANIIZAF 3 (CQ)

QEDMIIIE ZOHREET HBINLE VY. 4BlOWEFOTTIE, K2
DIEFIFHRE 12 BT S 1 1T, Expanded disability status scale (EDSS) 4.5 — 2.0 &L
AR, BALRTIZERD T AN LT RO B DS, A2 FERIITBRED
TR IR O A TR ) RAT I RE R KR £ TS L72AS, o 3 4
IZBWTIE, EDSS IE, 0.5-1.0 DLrEIZE & F 572(2.5 —+ 2.0, 3.0 —>2.0, 35—
3.0 —FT, XFEXEAMATHSCT 2 FEHi L % h o - BETIE, 89
BlodT, KEBHZEHEE, WRIEIROWEZ O 72 EMIIEE L Lo 7-.
FRAER DER ) 72 L3 % FBD 72 4 B TlE, FEMIET EDSS 23461 6 FKi 72 -
-7, WREIROUFE % RO o 72 26 BIOW, BAlHT EDSS 25 6 sLLED
FEBIIE 12 B (46.2%) & %7 > 7. Loes score (LS) 7% 14 5 OIEBNLIFRIR O #AT T
HELTEY, ZRUHOFERNL LS 13.5 BT Tho 727", MfEROITHY
HUFEEBOAPOBIMAETO LS I ZE N ZEN, 3, 6, 65, 135 TFIY713T
Hotz. —7F, FHEHTLS 13.5 FELT THEER DU % 7880 7 0 o 72 25 i Bl
OFHERT O LS DL, 6.6 (2-12) TH Y, MRFAEROLE L LS OBFHEIL,
Fo &) Lol MNP SOME TR LS 22 HEBETH-TH, B
ML % B DT IRYE, Sl At &7 LIBT LZERS, AT LS 25 4
HEBETH o 7278, dEmEE e U<, RAYMmEE A v, BB 72 g
fE, BEEOAPHEIC L ABMBEEIEE K72 LEMLEINTEY, MOERD
WELTWAZENEZLNDYY. FRHIL 7 §P R SHEARR O RZE % 72
D BHIEBNE, MRAEIR DY % RO 72 4 BIOHF TIRFERD 519 (0%), FFEAEIR
DU HEH % RO o 72 26 FEBF DN 7 11(26.9%) 255% 24 L 72, JRHE 2 #FHIZ K5
HEAR R D MRIFRZ % 520 HIEBIE ADL 254 RIZ 72 ) 3 <, AER OB E 2
BE9 2 W REMEDSH 5

DIl XD, EDSS 6.0 FAdM, LS 13.5 M ELVF CHEKER 2L 2 A % R0 7 \»
FEE RSB RS TR AR BN C 0 L CHSCT 2 3Etis 5 2 212k 1), —HDEH
THRAEIR % R AICEE T 5. ERCICRLdk L2 SER M 28 2 2 IERIC B W T
&, BHE O ADL, MEFERFTR, R MRIFTR, RS, N — 0k
HSCT Ot F TOMM 7 &2 BEIZFHE L, ALD ORI O &5 7 K i,
BAEROBHREE REMOBRLEZEE L) 2T, #MLOTHREBET 5008
BwnweZ2%.

CQ 2-3 | AKREICKH T ZiEMEBIABESSRERDETEELETEZD ?

HR

FAFFHADERPE CRARREL S U OSMEMRBEZRET & CElchD, HHEAE
ROETZELESED.
IEFVAURN : BGIROHEEN R ZIFT DB ICHhFEDHEEDH D)

62



5

BAKFRRIEHE Y A a7 4 =283 2 & sl A (HSCT) O S iE
ROZAL % BE L 288 1d CQ2-1 TRUHk 4 M % 72> 72", 34 BT HSCT 739
i AL, 12 2> H DLk follow up TE 7230 SEBI 2 % ¢ & L CRFAl L 72, 11 SEH]
(36.7%) T, MFEREROMETEIE (7 B, F720%, A TIED 5P BEEOUE
(4] 22D TN 5,

RIS OxFHEHEA D 2 il X BRI OWEY T1d, 14D E follow up T &
TWAHIERNIL 8B TH Y, ZDH T, ALD-disability rating scale (ALD-DRS) (2%
IED o lz0id, 7HITHY, 168031 — 11 LHEL D20, B, HET
X BB KESTd - 72%. Expanded disability status scale (EDSS), Barthel Index
T, FEMNCERMMiZ 32 &, 2 Bl CERECE, 1 B CHEITELL, 5 BITHEL RO
72V =T, MEETIR, 8EFAOHRT, KMREHBIL, MEEROETE
IO TAEGNIFEAE L o7z, SO LN, REH SO 1 FIOREFIH
Bk, BAERT, AomRERE, A ETROKEREE, BERMEERET %52
, EDSS 245 Tho7zhs, Bl 2 £5%121, MEFEREE L CiE, A TR
DR OFINET & GRS TOHE %2 380 5 DA T, WH RBITH T RERIRAE & 2
), EDSS2.0 LifEx D",

FA 26 O#FETIE, 2013 FLHENIHE L 61T L, 56 2 LLL follow up T
T3 8BITIE, A% 1 BHIEEUGE, o s PIIRHEAT & i L gL
TWbb00, Btk 12-24 A RICHETEIE, WEEHT 2RO 72, 2 BlERE
BAEIETdH - 72V, 2013 ELLEICREME % 1T L, follow up HIFT A% 20-39 2 H @ 7
BIClx, 5ENCBW TR, RAatERED X OEEIRERE O EIR O MEFTE I % 70
7z, 2 BUSFEHEREEIE £ 72 I 3WIRDHEFT T OB TdH - 727

R A DA ORRIND & DIFRED 6 FllcBVCid, 1 BHIBHEEER O TR
RO, 1 UL 18 2 H CHIERRMAEI OW R L RO 205, 24 2 HHR LY
A EE B RE O 2 B 72, 4 BIIHEREHIE £ 7213 IRDEIT TOIELE T
Hot?.

TR O MEAT I F 7213 EF RO 1 IO H B, BHERET EDSS 7% 6 5L
FOREBNL 3 H1(27.3%) Th 5 —7, MEAEROMEE F 72 13BMEILT L7 19
B0 5, BAEET EDSS 25 6 LI EOFEBNIL 9 B1(47.4%) & 472> 72. Loes score
(LS) 7% 14 ML.OFEFNIFRIROMEFT T L TB Y, ENLSOEFNIL LS 13.5 &4
DT TH o727, M EIR O TR F 7213203 % 500 72 11 BlOBHRT O LS
DOFHIL, 6.5 (2-13.5) TH Y, BHAILS 13.5 s LT CHEEROME F 7213
BAAIE L L7 18 BIORAERTO LS OFHIE, 6.9 2-11)TH Y, MEERDL
HEL LS OBEIL, 3o &) LAado72h, BINA S O TRARHT LS 272 &
ERETHoTH, BMBAEMEENTIRIYE, S AEE X LT L2E
B, FHERT LS A% 4 M ERETH - 722, BEMMEME & LT, Ay %
HV, BOUH 2 5 GeE, EEOGHEIC X 2 BHEBMEIL 2 k2 L2ER b &
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ZRICETZ7UZHANIIZAF 3 (CQ)

THY, MOERLPELTWLIENEZ SNB>Y . TR A # 2 #FH I %
SHAREE OFRZ % 7RO D IEGNE, MESEROMEITE I F 72133 2 7072 11 61
DO THELT DREBNLFED T (0%), MEEEROME F 721 IBMAIL T L7219 4
BID S B 751 (36.8%) 3424 L7z, i 7 2 K S HEREE O MRIEZ % 5850 5
FEBIE ADL 254 RIZ 7% ) 9 <, MFEROMEICBEET 2 15N D 5.
DB XY, EDSS 6.0 S, LS 13.5 LN CHKERIZILHE 22 % 520 20\
SERE R DB TR AR ELIZx L CHSCT 2 EMid 5 2 L2 & b, FkEEIR
DHEATEAFIE ST L. FRCICRHE L 72T % 2 2 RIS BT, BED
ADL, 70T [, BEHE MRI TR, ERIRAEE#E, FJ — O#EfFIKYL, HSCT @
FERiF COMM 2 & EEICFHML, ALD OBERERO BT 2 KA, iR g
ORFEELREMOBERLEZELZH 2T, HILOHERFATL2O0RVEE
25,

CQ 2-4 | MAKRECK T ZiEMmEHHATSHEIE ADL DREERDDIN ?

b2

FHIE R EADERFE CRAARBKEL K U CEMmEfiigBB 7z d © C & IC KD —ED
fEBIC ADL DEBD BN EZ R D.

IEF VAN : CEIRDHEEED HEZZIFT DEY S [T DIEEIFREENT
5D)

RS

AR TIES Y A a7 4 —2xhd 5 i Il B # il (HSCT) 12 & %
ADL OZEAL % Mia] L 728513 CQ2-1 THRL#io 4 i 238w 72", 34 JEf6IT HSCT
(DSERE S, 12 2 H L follow up T & 72 30 EB A RS & L CREA L 72, 41
(13.3%) T HSCT #%, ADL O#EZFHOTWAH7S, 4fke LT, #kr BRpend
EHIHL .

KIBH & O TIEFEHERHI % D ALD-disability rating scale (ALD-DRS) % #Fifi L
THBY, ALD-DRS D7 ¥ 7 3 —BERZEAL T 212 L0 EmFNII 2 <, FEAIC
ALD-DRS X U5 v 7121k % Y. KF 25 0 1 GlOMEFIHE TIE, AR
GO, G LT OBEREE, BERMEREAT %2529, Expanded
disability status scale (EDSS) 13 4.5 T&H o 727%, FHL 2 4E#2120%, EBEREE L C
&, TR OB E ORI T &AM TTHEL RO 2 DMK T, 8 R ATH
WHEZIRAE L 22 ), EDSS 2.0 & KlIiEAiEL 27",

A Y95 OWMETIE, Bk, 2EOMMICHER, 22T 50750,
SEEFIOFEM & LTI, EDSSIZBWT, 1HIT, 45—20 L KIEZRSELZ RO
72708, Mo 3BV TIE, 05-1.0 DELFHEICE B FE 57225 = 2.0, 3.0~ 2.0,
3.5—3.0). ADL DUEEZ D 4B, KO OWETH S 2 HlIZB VT,



BAEHI% T, Barthel Index (2 2W T HEHII L T 5%, Barthel Index 122\ Tid,
260 HIZZEALE RO 2 - 72 (100 = 100, 90 — 90). — T, W% FEM L %
Mo 7o B CIE, SHEBIOH, KIMIHZE MBI, ADL OUE % 7o 72 F i1E
HFIEL o7z,

ADL O FEZ RO /2 4 HloHTiL, 21, FHET EDSS 2% 6 HAIi T, 6 2L
FOREFNTFED 2\ (0%) — )7, ADL DUEEBO LN >722600 9 5, Bl
Hi EDSS %% 6 A LLEOFERNZ 12 B (46.2%) T - 72, FEHHT i 6 7 #PH 12 e 5
HEIRIE DIRZE % 3080 BIEBIZDOWTIE, ADL O EZ B 7z 4 Floh 2130
519 (0%), ADL D% RO Do 72 26 EBIOHTIL, 7 61(26.9%) H33% 24
L7z, JR#Z ®EPHIC M SHEAREE O MRIIRZ % 7850 S iEF]IE ADL A RIZZR D) R
T, MRHEROME RS 5 W REEDSH 5.

PLE XY, EDSS 6.0 ik, Loes score 13.5 MLLUT CHERRE A HE 22 IR % 52
9 % W FHE R O Be By TR AKIR AL L C HSCT 2 M9 2 2 Lk, —
HORERI T ADL ORI %2 500 4. FRLICRLEK L 723 E R 2 W 2 2
BHIBWTIE, BEO ADL, MfEFIFT A, BHES MRIFT R, BRRR#E, NI —
OMERFIRIL, MBI OFERE TOWME 2 & 2 EEICFHEL, ALD ©%
AEER D B e A, BRHEROBREE ZEMOBEROZERE L) 2T, #L
DG ERFTLONERNEEZ D,

CQ 2-5 | BAKXKEICHT DEMEBREBERSHE, BEERERDHIN ?

HELR

RARREBIBEEEY X hO7 « — (W9 D&Ml iER, TShOEHIE - B
EEREZRODHEZND, BRICKDEIETDFEHD. FILEDOARE, EAHALICE
MEFARODEND, BIEREEDSHIE, BEEROBEICHEL CWVDIEMEDDD.
IEFYVAURN : BGIROHEEN HRZIFT D@ ICHIEEDIHEEDNH D)

5

AKRRHIRIEAE Y A b a7 4 — 289 A& Mg AL (HSCT) O e
ROZALE BES L7281 4 R0 72", 4 OS2 068 5 & 34 FEBIT 20 %
#1(58.8%) T HSCT 1%, BHARZLZEMHE - HEFREZEDO L. GHE - HEF
UL, RF S O TIE, 1360 561(38.5%) Y, BRMIA S 0 TIE, 21
B 15 61(71.4%) > TBIE SN TWAE. AEOSFEOHT, 1HTTL— NI
D 2V Graft-versus-Host Disease (GVHD), 81: GVHD & L C, PAZEVMIAE X
25, 1 BICHRRSS SR B ALM 28, 1 5] CREAE BY 8 e 1 A/ I B 5 L 2 PF ) B B
T 27207275, follow up TEHERRIIZLE, 1BITY 70 A ZDOEFEHEESEED
N2 BFHEERACT, 160T GVHD ISP L 72— 2 e IR O AL 2GR 7248, R
WmEEPT, o0, BN REREOMREIX B3 FAOVTIIIBWTHAD %R
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Mol —F, WS OWETIE, BB, 700, BB K
FEZ, 21 B 7 B1(33.3%) THD 722V WINTIEAFIC Ll L T HEE %2 & YeE
D% L E LTV AN S 5. WINAD S O TId, B I HE % Hi1T S e
2IEFI & BT WIS B RERERNRTLE D 7 N TW 5 —T, KFEHH DK
HETEWTN O EHIEIENATLED 7 SN TV 5, BEEIEBIERIALE X, A
et - RS 558 B R AT R AL |2 JhiE L TRV 72 O B ALE 12 & 2 A BRHEDS
IO nEEZONL, EMSHMLE LT, WD S ofETIiz>y, 21 il
2 BICHERT I, 4 B0 CHRMIMEME, 15HITEETAWTE), —h5T, KiHh
SHEENTVS BHETIEYY, Wb EmEHMEe L CEHlE VT2,
FEOFRLE, LSS OECSEIHE, FERFOEEICEELT
WLUREME B H EEZ 1A, HSCT EMRERO B 2 hEix (2 40 1AL 72
EOFEERMKED ) 2T TENEF L WEEZ D,

CQ 2-6 | BAKKEICH T B3EMEBrIE IS B IERESE£RD DD ?

HR

AKRBRALBIBERE YR hO7 « —(C 9 DEMEHRBER, BREREFENIMLT
FHHOERHON, FLE, EATDSMEFMRENTEEL TVDAREMNDSD. WAL
BICH T DEHIMBEDIRS SN S DI TRIELISNENDDD, ALK U
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MR / SR9 EMNIRAFYTrvILEI—/
SR LiR—bk /RC-7 EtD JL—LD—25

[sZateRI] (CQl, CQ2 %&b THE)
BEHEY A MO 7 4 — KRR 2 & e AL A %02 2

PubMed 157 (1R5RH 12022 F 5 B 28 H)

No.

(EE sy

TRERIFES

#01

* Adrenoleukodystrophy/therapy” [Mesh]

463

#02

“Hematopoietic Stem Cell Transplantation” [Mesh] OR “Bone Marrow Transplantation” [Mesh]
OR “Bone Marrow Purging” [Mesh] OR “Hematopoietic Stem Cell Mobilization” [Mesh]

97,121

#03

#1 AND #2

143

#04

(adrenoleukodystrophy [TIAB] OR ALD[TIAB] OR “Bronze Schilder Disease” [TIAB] OR
“Melanodermic Leukodystrophy” [TIAB] OR “Siemerling Creutzfeldt Disease” [TIAB] OR
“Schilder Addison Complex” [TIAB] OR Adrenomyeloneuropathy [TIAB]) AND (therapy
[TIAB] OR therapeutic [TIAB] OR treatment [TIAB] OR prognos* [TIAB] OR survival [TIAB]
OR “follow-up” [TIAB]) AND( “hematopoietic cell transplant*” [TIAB] OR “haematopoietic
cell transplant*” [TIAB] OR “stem cell transplant*” [TIAB] OR HCT [TIAB])

138

#05

(adrenoleukodystrophy [TTAB] OR ALD[TIAB] OR “Bronze Schilder Disease” [TIAB] OR
“Melanodermic Leukodystrophy” [TIAB] OR “Siemerling Creutzfeldt Disease” [TIAB] OR
“Schilder Addison Complex” [TIAB] OR Adrenomyeloneuropathy [TIAB]) AND transplantation
[TIAB] AND( “cerebral form” [TIAB] OR “cerebello-brainstem” [TIAB] OR “spinocerebellar
variant” [TIAB] OR infratentorial [TIAB] OR cerebellar[TIAB] OR brainstem [TIAB] OR
“brain stem” [TIAB] OR “olivo-ponto-cerebellar” [TIAB])

35

#06

#3 OR #4 OR #5

229

#07

#6 AND ( “Meta-Analysis” [PT] OR “Meta-Analysis as Topic” [Mesh] OR “meta-analysis”
[TIAB])

#08

#6 AND ( "Cochrane Database Syst Rev” [TA] OR “Systematic Review” [PT] OR “Systematic
Reviews as Topic” [Mesh] OR “systematic review” [TIAB])

#09

#6 AND ( “Practice Guideline” [PT] OR “Practice Guidelines as Topic” [Mesh] OR “Consensus”
[Mesh] OR “Consensus Development Conferences as Topic” [Mesh] OR “Consensus
Development Conference” [PT] OR guideline* [TI] OR consensus[TI])

#10

#7 OR #8 OR #9

#11

#6 AND ( "Randomized Controlled Trial” [PT] OR “Randomized Controlled Trials as Topic”
[Mesh] OR (random* [TIAB] NOT medline[SB]))

#12

#6 AND ( “Clinical Study” [PT] OR “Clinical Studies as Topic” [Mesh] OR (( “clinical trial*”
[TIAB] OR “case control*” [TIAB] OR “case comparison*" [TIAB] OR “observational stud*"
[TIAB]) NOT medline[SB]))

21

#13

#6 AND ( “Epidemiologic Methods” [Mesh] OR “Comparative Study” [PT] OR “Multicenter
Study” [PT] OR(( “survival analysis” [TIAB] OR cohort* [TIAB] OR “comparative stud*”
[TIAB] OR “follow-up stud*” [TIAB] OR “prospective stud*” [TIAB] OR ‘“retrospective
stud*” [TIAB]) NOT medline[SB]))

92

82




#14 | (#11 OR #12 OR #13) NOT #10 97
#15 | #6 NOT(#10 OR #14) 130
EEEERR  (B3RH 12022 F 5528 H)

No. IR R

#01 | BIBABY X MO 4 —/TH 1,283

#02 | EIMEMAESTEHE /TH or EBERAE /TH or BFE#L /TH or EINEHIIZENS /TH 38,763

#03 | #1 and #2 192
(BIBAE Y X O 7 « — /TA or Adrenoleukodystroph/TA or Adrenomyeloneuropath/TA or
ALD/TA or RIEBBEHIRES /TA or BIB KA EZEMRIE /TA or BIBRMABE YA MO T 4 —

#04 | /TA or BIBREZE /TA) and GEMEFFHARRIEAE /TA or MREHHITEAE /TA or IEIMARARFEAE / 200
TA or FERINEFHHZIEHE /TA or RAEMETHHAZTEHE /TA or BFEIEHE /TA or BBER{E /TA or &
MEHAIRENE /TA or RAEMEFHIAZEIE /TA)

#05 | #3 or #4 288

#06 | #5and( XY TP FUI X /THor VAT T 4w U E 31— /THor 23 RS54 2/ /TH) 11

#07 | #5and(RD= XFT7F UV R, ZEHA RSA) 0

#08 | #5 and(XF TP F UV A TAor VATIT A W I LUE 31— /TAor 258 HA RS A 2 /TA) 2

#09 | #6 or #7 or #8 11

#10 | #5and T NMELLEEER /TH 0

#11 | #5and(RD= T /4 LML ER) 0

#12 | #5and(T % b /TA or FEERIL /TA) 0

#13 | #5 and BRIAZREFIE /TH or BEHIRTR T 1 >/ /TH) 9

#14 | #5and(RD= S5 4 LMELLESAER, &) 7
#5 and (BZ2IIR /TA or BZHIIIT /TA or ERZZIAZT /TA or HMEHTTAZT /TA or BEITIAZT /TA
or FEBISTIBHIZE /TA or BIGIERAZT /TA or J7k— NHFZE /TA or BEFAZE /TA or BIEIRFZE /

#15 | TA or 7T ABZT /TA or RIFATAEIEHFE /TA or WAERHEE /TA or ZhEERILEIFAZT /TA or ) A 1
Ow b7OJ T b /TA or ZEAFEE /TA or BRPRELER /TA or 25 148558 /TA or 25 11 ABELER /

TA or &5 111 AB5L58 /TA or 25 1V 4B5E& /TA or 7 O R A —/\—Hff5% /TA)

#16 | (#10 or #11 or #12 or #13 or #14 or #15) not #9 14

#17 | #5and(PT=[RE, #EE CK=tE ) 59

#18 | #17 not(#9 or #16) 48

Cochran #2538 (#3RH : 2022 F 55 28 H)

No. [ &S RERME
adrenoleukodystrophy:ti,ab,kw OR ALD:ti,ab,kw OR “Bronze Schilder Disease” :ti,ab,kw OR

#01 “Melanodermic Leukodystrophy” :ti,ab,kw OR “Siemerling Creutzfeldt Disease” :ti,ab,kw OR 254

“Schilder Addison Complex” :ti,ab,kw OR Adrenomyeloneuropathy:ti,ab,kw
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(therapy:ti,ab,kw OR therapeutic:ti,ab,kw OR treatment:ti,ab,kw OR prognos*:ti,ab,kw OR

#02 | survival:tiab,kw OR “follow-up” :ti,ab,kw) AND ( “hematopoietic cell transplant*” :ti,ab,kw OR 3,182
“haematopoietic cell transplant*” :ti,ab,kw OR “stem cell transplant*” :ti,ab,kw OR HCT:ti,ab,kw)
transplantation:ti,ab,kw AND ( “cerebral form” :ti,ab,kw OR “cerebello-brainstem” :ti,ab,kw OR

#03 “spinocerebellar variant” :ti,ab,kw OR infratentorial:ti,ab,kw OR cerebellar:ti,ab,kw OR 34
brainstem:ti,ab,kw OR “brain stem” :ti,ab,kw OR “olivo-ponto-cerebellar” :ti,ab,kw)

#04 | #1 AND(#2 OR #3) 3

#05 #4 CDSR 0

#06 | #4 CCRCT 3

[SRO BV AFIT 4 v L E 1—(SR)]

CQ 1| NR - BERANECN T DIEMEMaEBEBEzh
P ALD KBNE, /NERI, TERAE

I EIMEHHARI A

C FERAER, BARIE

PREYSZHR ZEIJOTADBR(SMEFMRBE) [CRDFRFRICHESIND

01 FinTRONE

WREBE(CDOWVNT, BAKME ALD PHDKREDHZH TR SNIHRDEH D, —HB

FEEEDEESD | [CESDENHD. AZHODMA THIRBEDRENEV. NTATHEF—TETHD.

FFEEMN R (-1

AP AURTD
FEH

FICENDD. A TAURTFEL.
INATPAURD » ECTERAEURD (- 2)

ST MEEEFREIEL, BERADH TOFHETH . MREDREDEVIAZED
REHT, BERIESNTVEN. B—EROMTRDELZEND. BIEH FREZH(C
TR ~ BAECHD, “Enﬁﬁf%}jﬁﬁ%)ﬁxr)0)37‘7&3(]‘%(«.’@{1‘L;l%ﬁijazaj BRHA

FE—BHEZDMD | BEFICDOWVTCIFRERIC—EUNDD. ETHICDVTIF, REEICIFSDENDD.
FEOH F—EM  BFIE—BMDD (— 1)
X~
02 HRFTERONE

IFEEEDE LD

WREBEFH—THDN, KEMOMREICHBVNTHIREEDRENTEL.

Loes score (LS) IF EARBICIFODENDD.
JEEEM (= 1)

NATEIF—
ECHD. 7O MALDFMAEIF HIBEIRE A® Neurological Function Score (NFS),

S MEEBRARIGEL, BEMARDH TOFHATHS. WREDRENEVLIIZRD
REHT, BRIESNTUVEL. B—EROMEDELZEND. BIEH (MREFHIC

INATRURID | IR ~ BIECHD, BERBEGRMREORIE) DHENRIRF UchEDEH, HRE

U ZIFE0.
INATAURY  ETERAIEIRT (= 2)

FEH FICEDHD. NMARIDFHADRTEFHREL, FEEADLVHEDDD. /477X
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— LS DZ b ESTEBRREDNE / #i5ICDVWTERDH > TH, BERERDHEICDL)
TIFBEAETNTOVRELWEBZENTLD.
03 £ED QOL DigE
INBEE S TR AKRRE ALD DRRICUEHRESD. WRBREEDHREDEL.
FEEEDEESD | NAFTEF—ETHD.
JEEEMS (= 1)
S MEEEBEERG T, BIRMRDH TOFHICTHD. WREDRENEL, 5%
A PZUZED fEENTULEW., B—EERDRN 2 3], LHERDMRN 1 HTHD. WREBICEER
=6 [CESDENBD, T40-7 VvIDNRTETHD. EFFDHZERRICHEET UTcIRE

BEH BEREFICENDD.
IATPRAURD  ECHORABIRT (—2)

IF—EHZ DD
FED

HREBTEFFL.
IF—BHE L (0)

OXT b

SR LR—bk

CQ1-1 INERAREICK T 2 EMEFHIRAEIX ERFRENET T DD ? | &
ANBRINELZ 6 L C 3 MM A2 M (HSCT) %2 5506 L, ZEdr 714 % 74l L 723
EX N (DB 2B EEZHRICLHEIZOR, ETHEMETH-
72, INSDOWEEINAFERT T M LAMEEZ—ETH B, BAKRKE D
MNREBZECWMEND Y, FEERITEETH L. T, ETHEMETDH
Bl H—EROMEN 6 MEINIZ L, BIEGDOAZNRIZLMEDH
DEBRTFICEDSH LR ENLIE, NATAYAZIEEVEEZ SR,
FERHHT OMFEAEIR 70 v LR RASEIE 2 B OV T, AR P20 BT 20 18
M58 5 &) 1T, FE—BWIEEO SN L o7, —FHTETHIZOWTIE,
BRREB ENAEBI AL % {, ZORBRIZDIESDED DY, F—EHMEHFE
O BNz

CQ1-2 NRAREICK T 2 E MG S HEENFREWEIT DN ? [ &

ANBRIGENZ 6 L C & IR Al (HSCT) % 550 L, FR#EF 19712 % 57l L
TeHEIZIOMmB D (D B 20BN EE RIS @I 6M), & THBIENZT
Holz. INLOMEFIHNRER - T ATEI—ETHLD, 77 NI LOFH
T A REM A % Neurological Function Score (NFS), Loes score 72 KW FEHE 21X
LOX0H Y, FEEEIIEETHDL. T, ETCHENETHL I L, H—
WiFk OWZEDS 4 N5 2 &, MARIOFHEAATEETH - 72 ) FEEG D%
WIHRE D FATVWE 2 L, BIEFDOAZWHRICLIHEDL D DV ERETFIZEND
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HIEREDPLIE, NATA)AZEENEZZ LN

FERERT OFRREAEIR 20 > L IEHRAT RAMRAE 2 BIIC DV T, Bk O T
RRA /MRS N AEN DD 5 &) mT, F—HRERO N ol —
T THEATHNZ OV T, BHEFNI ANHEREFBA D 72, ZOMRIZHESD
EWHY, F—RHUEPRD LN

CQ1-3 INRAMEICK T 2 /EMEFHEIRNEE FED QOL ZETDHH ? ' &t

ANER NN R L Ca AR Al (HSCT) % 0 L, QOL % #Fifi L 7= it &
3fd D (D H 20 BILL L2t RIC LML 2M), ETHEMETh 72
NEOMEDHATTEE—ETHH05, RAKNELFREZICELHEDLDH
D, FERERIPEETHL. T/, HMEROWELS 23, LHREOWITEL 1
T, ECBEMETHLI L, HERIELD2ENHY 7 +0—T v THARE
ETHHI LR E, WATANAZIEEWEEZ LIz, BRI OMREER 2 v
U R RASEAE 2 B2 DOV CiE, BHEO QOL 23R / MFF S L p Eiasd
B EVH T, FF-EEEREO N o7,

CQ1-4 INBAREICH T B /EMEFHAEISEDBEINERLER ? : &%

AN B2 6§ 2 FE I RS A (HSCT) O s ey, AR I R fr P14,
HREEI T4, QOL DWTNOUEDLHFLNL 0 THET S I EHRTE D,
BB E S & O THFEMA L, F-M L 22 & 1E 2 v, cQl-1 55
CQI-3 THR7-& B Y, /NEABTNZK LT HSCT i L, 4714 % 3
L7231 118 (9 5 20 BILLE 2P RIS L7281 9 M), MR 714 % 57
L7233 9 7 (D B 20 BILL 25 512 L 723513 6 #), QOL % &Fifi L 7= s
3RO B220BILL LA RIC LG 2 M) H 525, Wb BIZENRET
Hotz. AN EZHSCTIZRON D 720—FETHHAS, 77 b7 L O
EGTFETIE—ETHDLDO0, MIEFENTHRL QOL TIEFHIG s 7% %
720, FEBEIIHEETH o7z, MAEBDLOI BBV H Y, H—]i
BOWZEN L, BIBEMETHL L EMATNAT A AZIEEmVWEEZ bR
5. FREETOMEEIR 70\ LBHEET AE 26112 oW TiE, WIhoFHiiics
WTHIE—EHRIIRBO SN b o 72285, ETFICBWTIEZENZENOMEICIES
DENDHY, FE—EUEO SNz T, NRVWMEETH D LS Ak
FEMEICDOWTIE E TORAN L AL L RO S L2 v, LA LD,
HSCT D@t Z/NE R o BIREE & i L CEENORE D —E DL L OSHET
BONDHLE V) HTHE SN, EMTRICOVWTIEFE-HEI RO SN b o
o2l OBAEISEERER T 5 2 LA EETH S, S HICHRENTHEB L
P QOL IZDOWTIHIE—EHUNEDOOLNL DD, HREIZB HiEFEREEN
FHICHE L THSCT ZIZIZ—ZE U EOBEETEEIHREIEONTHWDL I E
MO BALEINEIE L ER T 2 RSB OONL.
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(£7=E - HEFNTER)

CQLIZOWTIZLS 9 S LOMEATEICE DS T T U ADBMD TR LN T
=T, EBHRIIBVW IR IREEELRETH L7720, #7212 CQ1-5,6
RRE L CHESE L L R A RS 5 & & B IZ[RC-7 ED 7 L — 47—~ (Clinical
recommendation : Individual perspective)] % Fi\2 723 > & Y 2D = 177 \»,
/N ALD BAE A v b T — 7 b CERZHR) ISR T 2 BME O KRR E 15

W,
CQ1-5,6 Loes score 9 falA_ED/BARMME (O U CaMmeEsigiEdBzhh ?
=S| Loes score 9 /2 LA_ED/NBAARE! ALD(CCALD)
TA HSCT
HESTR it o=
FELT D MHOLA EFER, #HRENTE
TyraJ HSCT DRBREEFHAREN - REMIEEF=DERTE MR
2R BRPRIBEIC ST D individual perspective
€3, CCALD [CXT % HSCT I Loes score<9 M DRS] - BEFIR EDHIREZEN 0 &
== BDUVE 1 DIRFIEATEEN DD ESINTEED, ALD DFEIGEDIAE(E Loes score>9
THO, ETHNDHSCT BBBESNTVD .
ilEayiE)sg BZ=1each
¥
X [BE COMEFESLEED?
&Sl UD—FIEFTVR BINER
1982 £ ~1999 £F (C B 4T & N1 /N8 KM B ALD
(CCALD) [CXT 2 HSCT DT CIl3, i 5 4
772 (F IR HA (Loes score(LS) <9 D DIRFT - BEHSK . R
_ COMEBED 0 555 (F ) BIBBIT 92% TrHMD | 00 T AR, HLA READ
OV - o ‘ (T & > TR R —R
o = | EW/U, ZENLUHNDETHBIBTIEZ45% THD o o
OBZ5<, LLZ ! e ROEIREE 1D, FHROBIL
OBZ5<. 12 (Blood 2004; 104: 881-8), EFHRZRALIC DR | DR R O R EE D
ol MEEHBBBOE LTS NTER. UL, | S 00 T
i TR E DS < [BETHTEB D, 283 BID CCALD TFF | - - & 2 =T
OTFEF » - . . CCALD [ 9 D HSCT [T
O HBPBEL BT BE7R 150 BRI LS=9 (F 90 Bl TH ofe &1, N T EDE LB S T
60% DBRESM— DA CH D HSCT ZEt T 5N D =7 ’
BEICHD. BECEBBESNEN 5283 fldiil |
Bl (46%) D13 5.9 F£TH T LTz (Lancet Neurol 2007;
6: 687-92).
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LS>9 ZZTETHICBUWNT, HSCT BDEFEISE 3
£F T 46.1% (Pediatr Transplant 2021; 25: e14015), 4 4
T 53%(Blood Adv 2022; 6: 1512-24), 5T 48%
(JAMA Network Open 2018; 1: ¢180769) D'5, N-acetyl-
L-cystein (NAC) T 5 417D 80% (Blood 2011;
118: 1971-8), NAC [FARBHIE NS FEFZEH 90%
(Biol Blood Marrow Transplant 2019; 25: 538-548) &L\
DHEP, BEHEMBIBENRECDHDHDDST 14 it
13 B 477 & L)Y D #RE (Mol Genet Mtab Rep 2019; 18:
1-6)©&HD, £EFROE ENHFCES.

LS=10 D 23 BIICHIT D 1B
# ADL & 70% DG B /L EEEE
TEBEEL, 65% bl
ZHEIL, 83% DKRENDHE
KIEHN TR TP > fz(Am
Clin Transl Neurol 2018; 5:
252-61).
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ENEE

OXZEW
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OBH51EN

BIEEHEEE UTHRESNTLDDIE S % (Lancet
Neurol 2007; 6: 687-92), 8%(Blood 2011; 118: 1971-8,
JAMA Netw Open 2018; 1: e180769) 05 18% (Biol Blood
Marrow Transplant 2019; 25: 538-548), 22% (Blood
Adv 2022; 6: 1512-24) &, A THDD, EEEIRN
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WEESESET- 23R 2D ? I B

BN KBREIEIE S A b1 7 4 — x5 % & i fa A (HSCT) # o B4l
IO WTRET L2 S 3 4H 0 ™Y, 200 b, 1 DOWEIE, o EE
N HEI S BB TH LY, EOBEENBEETY Yy F 7, 72, BRIL
ELTwaw, Flo2 o0&, ERAHOADEZAN SBEHET(ZD2D
DE DM 8 FEFNIFE—FEBITH - 72) 2, HH D 1213 1 FEF O IEGIHLE T
HotV FOLONATA)AZEEEEZ SN FNEROWET, I
AFFEIZTID HSCT TH o7z, Wi iLd HSCT B ORI EIEDOFLkIL H
D, WREZIZVTNOHETH HSCT B 18 i UL FER], *THEEED D 5 i
M S BIEMEOMmE T, 1260%, 46125/ - MR L CTo HSCT Th
D, RIGIERE S B 1 BIAVING - MBI TH -2 MEX Y, JEEEEh
BV L 2 L7z, HSCT BOBAEREEIX, A2 5 Ofim & BIEH5E, HER
T Y BEVTIICBW T BREBEIEIZED S, B2 0%A0 X
e TIEEZN, 14 6% 3 6(21.4%) ¥, 1561 3 61(20.0%) ¥ &, Bl
BIEAEIL, 0~20% 5 & 2o THBY, FPTERVWRHRDIISESXE, 5L
INEWEEZ BRI LE Lz L Lad s, BREEEE, B2 S
DHEIZBVTORRE SN TN D, BRHNA S OFETIE, WEW M % HEifT <
N7z 2B 2 BT RD B RIBEENETILED 2 SN TW b =T, £H»rbH
OMETIE VTN S SHIEIENRTLES 2 ST b, Sl e LT, /K&



IHA S OFAETIE Y, 21 Blrp 2 HICTHEAFIL, 4§ CHRRIMBEMI, 15 6 CHEH
FHWTEBY, — 5T, AELSOHFETIR Y, 3BTRS &M e L
THHZHNTWS, FELoRMLE, i L 7zEimiEille o 2 Ese o
BRI L CO A REMEE S 2 L & 2 4. BRI EIMEHIE & LTI % v
72 2 B 1 B1(50.0%), ARSI 2 F v 72 4 6 2 51 (50.0%) A3 F A B 8 58
ERILTWDS,

4 i D % P B & 34 EBI T 4 FEG] (11.8%) T HSCT %, FEAERHH#ESE % FE
TWh, MAKBKHEEEEY A a7 4 =264 5 HSCT %, #HiEEEIE b
DRSO, AILE, HHT A EIMEHEAEE L Cw AW REEN D 5 (T
ADHEE 1 §5(C)).

ITESTYREROZNHER

1) Hitomi T, Mezaki T, Tomimoto H, et al: Long-term effect of bone marrow
transplantation in adult-onset adrenoleukodystrophy. Eur J Neurol 2005; 12: 807-810.

2) Kiihl JS, Suarez F, Gillett GT, et al: Long-term outcomes of allogeneic
haematopoietic stem cell transplantation for adult cerebral X-linked
adrenoleukodystrophy. Brain 2017; 140: 953-966.

3)  Waldhiiter N, Kohler W, Hemmati PG, et al: Allogeneic hematopoietic stem cell
transplantation with myeloablative conditioning for adult cerebral X-linked
adrenoleukodystrophy. J Inherit Metab Dis 2019; 42: 313-324.

4) Matsukawa T, Yamamoto T, Honda A, et al: Clinical efficacy of haematopoietic stem

cell transplantation for adult adrenoleukodystrophy. Brain Commun 2020; 2: fcz048.
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RARBEL KT DS M HAERFEHE (HSCT) (F, FEFHICHEITI ST ET, MIRERDETEILEZERD, &
FREOLIEDD, RERPHICHITI D EZHRETD

(GRADE 1B. #ED® @R/ TE TV ROEEMH))

FHEIE | FHOMAKBKEICH T D HSCT [C&D, £ERDE L, MRERDETELEZRHZD, BiE
BESEIFARL). BIBRAESE, EEOAMERF, LS, FAYHMIRICK > TEENRLDIEEMN D
.

EZ

FEmI(CQ):
MAKRME(CH T DEMFMEBIEEEWD ? BF2EP) RAXMRBEHEI A MO T 4—, NTAD:
HSCT, MR(C): fARED ML, (0): DER )HRFNTRONE, 3) ERERDETELE, 4) ADL
DIgE, 5) HSCT DEHHE, BEER, 6)BHEEER
IEFVROEH  RARRMEBEIBEAE YR ~OT 4 —(CWT © HSCT DEFER, #EFENFTE, ADL, &
HIE, BEESR, BERERERNUCRSEF4RD0 ™, Z055, 1 DOMEE, WRENHDHIEE
BEPRTHDN Y, EFARETBR T YT VY, T, BRILELTOED. BID 2 DDMEF, FEH
BDHDEAEETEHEFET(TD 2 DOWED DS $EFIFEA—ERNTHo12) >V, EOHD 1 DDIRE(F 1
EBIDAERIERE T oIz .
WRBEFWVWTNDIHETH HSCT BF(F 18 LA EDIES, WHREF N D D AT BREMRDIHKETIE, 12 41
fR, 4 FIAVI - BMEREL(CH LT HSCT Tdp b, AAEEE 8 I 1 HIHVII - BEtEVCdpofz V. HSCT %
1847 LT SREBE D Expanded disability status scale (EDSS) &, 1 fIZFRWNTC, 7.0 RATTHD, BIBABEIX
O « —fERBITIEER MRI _ERERZDILND Z7R9 Loes score (& 14 RN CHoTe.
ARDHEZEHE D&, HSCTERDEFEICDWTIF, 34 FERFIh 26 fER (76.5%) BMEFLTHD, —AT,
KEREFCIE, 8 fEGIT 2 FEA (25%) DEFICEEF o
BABEhEXC[FHRIKDET TR LIz 8 BIDA, #4ERF EDSS B 6 I EDFEBI 5 #1(62.5%) THD—F
BEBRDEFLTWVZ 26 BIDD B, 4B EDSS HY 6 s EDERIE 8 $(30.8%) THolz
FHIRAER DR (TR U TIE, 34 FERFIT 24 FEHI (70.6%) THRIREIRDEITEIEZFRD, 12 FEH(35.3%) THD
K T3 BN ERIERDEZROTND. —H T, WRBETIE, SEADHT, MFERDETEILEZR
OIERIFFIE LI Dfc. ADL [CDWTIE, 34 fERIH 9 fEBI(26.5%) T HSCT %, ADL D{EZFRHTLY
—AT, WREFCIE, ADL DREZRDITEAIFFELLEN DI
BlEKD, HERBHICHAKRMEC HSCT 2 DT ET, EFXRFHLL, HIRERODETEILZRD,
BPTRDBIRIFCLE, ADL DHEZRDHEGD—EBEEITHEEZD
HSCT B DAEME, BEERICOWVTIE, 34 fEFIT 25 R (73.5%) T HSCT#, BTASHHDEHE - BES
SEDOTVD. BNHSD 18 TIE, EHEEBDYT, =fcld, BEENRRED, 14 6 6 §(42.9%) 2,
BID 1 ]RTIE, BIERIRRRER, 15 BIF0 3 Bl(20%) TR Y. — T, FHMHOSDMETIE Y, £
BhY, Flld, BEEREREMEDIHRSE 13 IV TNICBWVLTHROEN oI,
BRERESEICDWTIE, 34 MERFIT 4 EH) (11.8%) T HSCT %, BABREBIEZFRH TS, BIBRSEILIE, I
MNOSDIREICBVNTDHRESNTWND.
FND S DIFRETIE, BEHEMBEZRBITINC 2 ERAZRV TV TN ERIEENFINEN TSN TS —
BT, KL ODOMETIEVTNOBREIFBBIFILENLIN TS, EMEHMEE LT, RUNHD 5D
ETIF>Y, 21 fidh 2 BITHESM, 4 5ICTHRMMEMI, 15 A TEHERVNTED, —AT, FBHSDME
THL%13%m¢ﬂ%ﬁﬁ%ﬂ@tbt%%%ﬁutué.ﬁhLm%ﬂ@tbtw Az 2 Fd 1
B11(50.0%), RIEIMEFHIEZ R 4 BiIch 2 61 (50.0%) D EABEHERZR L TWS. EFiZEALTEAEE
EIEERRC UITERIS, Bigtg, SEOTEBZED4 Ul BRIZRVEDD 14, BBk, £&50
BERINDH, ZOBFXUXLBIIT R —MEE 1% U TERD, EE0ORMEAERT, SR T
R, 3FRICHROET TR L TCWD. KMz AW CRIERERZRT Uiz 2 EAIF, BiE
BELED KD, BEEDORAMEEEE T ZRDTND. KEMEMIEZRAWVZKO D 2 EFF, BiEk, 2
EIHEEITRE, SRAMEEE, TE. FFUEBZERHOTVD. BRZAVEMNDS S, MmgHE RF—(F6
B, %m%%hf—ﬁmﬁu,gmmnut®%&0wmﬁian%H migE R —"TIFFRHT, JEMm
BE RF—TIE 2 IR, MDERIE, grade I DF, FclFEME GVHD Z5RIEN ofe. MFEE R —




ZRWV 2 BlIE, RIROEITTETQAIDSS 1 HllE EDSS 7.0 DI R CHEZMT), FICIEMGEE N —
ZRWZ 1 flld, BHERhESEZR8T.

LEEDORINE, EAUCEMFMREODEVDEGHE AEER, BHEEEFLDEEICHEL TS HREEE
DHEERD. BMMNEMICHNT ERMBEDEERENENEDD, MAMEHICHUTIE, BHEEEED
BEFINDD. FRORIEWVLBIBED, BEICEEIDANRVEERD.

IEFYREB DX

1) Hitomi T, Mezaki T, Tomimoto H, et al. Long-term effect of bone marrow transplantation in adult-onset
adrenoleukodystrophy. Eur J Neurol 2005; 12: 807-810.

2) Kiihl JS, Suarez F, Gillett GT, et al. Long-term outcomes of allogeneic haematopoietic stem cell transplantation for
adult cerebral X-linked adrenoleukodystrophy. Brain 2017; 140: 953-966.

3)  Waldhiiter N, K&hler W, Hemmati PG, et al. Allogeneic hematopoietic stem cell transplantation with myeloablative
conditioning for adult cerebral X-linked adrenoleukodystrophy. J Inherit Metab Dis 2019; 42: 313-324.

4) Matsukawa T, Yamamoto T, Honda A, et al. Clinical efficacy of haematopoietic stem cell transplantation for adult
adrenoleukodystrophy. Brain Commun 2020; 2: fcz048.

IETVADMERY | L84 DOWRED/ A FRAURIEFEVNEER SN, TNENDIAERT. NMATTE
[FVVFNHHSCT T, LWFNH7D MHLDEHIEHD, WREBEE LELDKRD (C—H/I\MY - HFRZZO
ERCTHofc. UEKD, JIFERMEEH / FNEEZ SN, £FE MREFHTER ADL, BHEEHEI(C
DWVTCEF 2TOREICBVTNTAICKDFHATERVERFERDEFEVNEER, FF—BHIFELE L.
BHHE. BEERICOVTIE. BRXCTESDEDDD, FAFIE—BUNDHDEUfe. £ MIBERD
EITELE, BfE BEERO7 D MADIET YV ADERHITHD, MEZHNFHRDOUE ADL DY
& BEREEEDT D MALDOIET VADERFIE U, HichkRE, MREROETRLEICHT DR
[FREL, INSZEHRELCIET Y ARHEOERMEF H] & U

flmEE, BB, JXPOHE  HSCT (KD, £FXRO LR, MRAEROETELZRD, FaRE TR
LildREL). BEEHEEIEAEL, FICERD SDME CIFERDEFHEFIELEIF/NSOEHRT L.

Y II)L—TICEY BiRsIRIR

BICIEL

KHEICHD D DIREIEIR

EMEFHENTHERSIN TSN ZIERT . FFITEREETO infection control BNCECWVDN'ERT D.
ESR CEHMm

AIILE, HSCT#D, &fHE BEER £EOREZNMIDMENDSD. £BZROEVEEF BE
HSCT 29 D DR Z(TOMBENHD. T/, BEEROMEHEMR, ADL, BERREDFMOLEEERD.
SRIERBROSE S IERICALEF EDTEZ TR ITHRDOIATIT O CENEXULVNEER S,
FAERHICHEIT UEBEIE HSCT DEEBHRWVC EN'D, FHICKINIEZIRE T e ([CEE(CHRET R,
FREB MRI DI EERZ T D CEHEETHD.

R _LED@BIEEIR

FHNOSDHREICHSD., FEEIFMRVINLE, B2 SMERE UCERUEER, BEREENTEL,
BHE BEBRNMDEVCH, FLE, AT IHMROEEICEOT, BEREE GHE AR
DERENEEDD'D, SBIRFNTNEREEERD.

H{88 © Schiinemann H, BroZek J, Guyatt G, Oxman A, editors. GRADE handbook for grading quality of evidence and strength of
recommendations. Updated October 2013. The GRADE Working Group, 2013. Available from guidelinedevelopment.org/
handbook. & D 1ERL
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The Cochrane Library #38 (#%3RH 2022 % 5 5 28 H)

No. IRERT IRERIH
adrenoleukodystrophy:ti,ab,kw OR ALD:ti,ab,kw OR “Bronze Schilder Disease” :ti,ab,kw OR

#01 “Melanodermic Leukodystrophy” :ti,ab,kw OR “Siemerling Creutzfeldt Disease” :ti,ab,kw OR 254
“Schilder Addison Complex” :ti,ab,kw OR Adrenomyeloneuropathy:ti,ab,kw

400 “Lorenzo’s oil” :ti,ab,kw OR “Lorenzo oil” :ti,ab,kw OR “oleic acid*” :ti,ab,kw OR “erucic 5204
acid*” :ti,ab,kw OR “low-fat diet” :ti,ab,kw ’

#03 | #1 AND #2 6

#04 | #3 CDSR 0

#05 | #3 CCRCT 6

PubMed 1R5R  (1R5RH 12022 5 5 28 H)

No. IRERT IR

#01 | “Adrenoleukodystrophy” [Mesh] 1,847

400 “Lorenzo’s oil” [Supplementary Concept] OR “Erucic Acids” [Mesh] OR “Oleic Acids” [Mesh] 20.843
OR “Triolein” [Mesh] OR “Diet, Fat-Restricted” [Mesh] ’

#03 | #1 AND #2 112
(adrenoleukodystrophy [TIAB] OR ALD[TIAB] OR “Bronze Schilder Disease” [TIAB] OR
“Melanodermic Leukodystrophy” [TIAB] OR “Siemerling Creutzfeldt Disease” [TIAB] OR

#04 | “Schilder Addison Complex” [TIAB] OR Adrenomyeloneuropathy [TIAB]) AND( “Lorenzo’s 123
oil" [TIAB] OR “Lorenzo oil” [TIAB] OR “oleic acid*" [TIAB] OR “erucic acid*" [TIAB] OR
“low-fat diet” [TIAB])

#05 | #3 OR #4 163

406 #5 AND ( "Meta-Analysis” [PT] OR “Meta-Analysis as Topic” [Mesh] OR “meta-analysis” 0
[TIAB])

w07 #5 AND ( "Cochrane Database Syst Rev” [TA] OR “Systematic Review” [PT] OR “Systematic 0
Reviews as Topic” [Mesh] OR “systematic review” [TTIAB])
#5 AND ( “Practice Guideline” [PT] OR “Practice Guidelines as Topic” [Mesh] OR “Consensus”

#08 | [Mesh] OR “Consensus Development Conferences as Topic” [Mesh] OR “Consensus 0
Development Conference” [PT] OR guideline* [TT] OR consensus [TT])

#09 | #6 OR #7 OR #8 0

10 #5 AND ( “Randomized Controlled Trial” [PT] OR “Randomized Controlled Trials as Topic” .
[Mesh] OR (random* [TIAB] NOT medline[SB]))
#5 AND( “Clinical Study” [PT] OR “Clinical Studies as Topic” [Mesh] OR(( “clinical trial*”

#11 | [TIAB] OR “case control*” [TIAB] OR “case comparison*" [TIAB] OR “observational stud*" 20

[TIAB]) NOT medline [SB]))

106 ||




#5 AND ( “Epidemiologic Methods” [Mesh] OR “Comparative Study” [PT] OR “Multicenter
Study” [PT] OR(( “survival analysis” [TIAB] OR cohort* [TIAB] OR “comparative stud*”

#12 . , . . . . . 30
[TIAB] OR “follow-up stud*” [TIAB] OR ‘“prospective stud*” [TIAB] OR “retrospective
stud*” [TIAB]) NOT medline[SB]))
#13 | (#10 OR #11 OR #12) NOT #9 39
#14 | #5NOT(#9 OR #13) 124
HREE Web 1838 (1R%RH 1 2022 F 5 5 28 H)
No. IRERT R
#1 | BIBEEY A ~MOTJ 44— /TH 1,283
#02 “Lorenzo’s Oil” /TH or “Erucic Acids” /TH or “Oleic Acids” /TH or Triolein/TH or {KAEFHE /TH 2,411
#03 | #1 and #2 40
(BIERE Y X O 7 « — /TA or Adrenoleukodystroph/TA or Adrenomyeloneuropath/TA or
ALD/TA or BB ESEHZIEE /TA or BIBAIMAEZERE /TA or BIBMEEY A MO T 4 —
/TA or BIBHEZHE /TA) and ( “Lorenzo’s Oil” /TA or LY 7+ 7 A )L /TA or DLV /
#04 . L o 38
TA or Lorenzo 74 -f JU /TA or Lorenzo jH /TA or “Erucic Acid” /TA or L)L /188 /TA or “Oleic
Acid” /TA or 2 L/ >/B2 /TA or Triolein/TA or U LA 2/ /TA or {EREHIE /TA or AEEAHIR
B /TA)
#05 | #3 or#4 61
#06 | #5and(AF TP F UV X THor VATIYT 4w U E 21— /THor 2EHA RS54 >/ /TH) 2
#07 | #5and(RD= XS FPF UV R, B2BEAARIA) 0
#08 | #5and( XY 7T UV X [TAor VAT T 4w U E 21— [TAor 2B A RS A2/ /TA) 1
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PubMed #2538 (#3RH : 2022 F 5 5 28 H)

12

No. IR IR
#01 | “Adrenoleukodystrophy” [Mesh] 1,847
400 “Neonatal Screening” [Mesh] OR “Prenatal Diagnosis” [Mesh] OR “Early Diagnosis” [Mesh] 205.440
OR “Genetic Counseling” [Mesh] OR “Genetic Testing” [Mesh] ’
#03 | “Male” [Mesh] 9,227,898
#04 | #1 AND #2 AND #3 98
(adrenoleukodystrophy [TTAB] OR ALD[TIAB] OR “Bronze Schilder Disease” [TIAB] OR
“Melanodermic Leukodystrophy” [TIAB] OR “Siemerling Creutzfeldt Disease” [TIAB] OR
“Schilder Addison Complex” [TIAB] OR Adrenomyeloneuropathy [TIAB]) AND
#05 | (“pre-symptomatic*” [TIAB] OR presymptomatic* [TIAB] OR “pre-clinical*” [TIAB] OR 214
preclinical* [TIAB] OR newborn[TIAB] OR neonatal [TIAB] OR genetic [TIAB]) AND
(diagnosis [TIAB] OR counseling [TIAB] OR screening [TIAB]) AND (male [TW] OR males
[TIAB] OR boy[TIAB] OR boys[TIAB] OR man[TIAB] OR men[TIAB])
#06 | #4 OR #5 262
407 #6 AND ( "Meta-Analysis” [PT] OR “Meta-Analysis as Topic” [Mesh] OR “meta-analysis” )
[TIAB])
408 #6 AND ( “Cochrane Database Syst Rev” [TA] OR “Systematic Review” [PT] OR “Systematic 5
Reviews as Topic” [Mesh] OR “systematic review” [TTIAB])
#6 AND ( “Practice Guideline” [PT] OR “Practice Guidelines as Topic” [Mesh] OR “Consensus”
#09 | [Mesh] OR “Consensus Development Conferences as Topic” [Mesh] OR “Consensus 3
Development Conference” [PT] OR guideline* [TI] OR consensus [TT])
#10 | #7 OR #8 OR #9 4
o1 #6 AND ( “Randomized Controlled Trial” [PT] OR “Randomized Controlled Trials as Topic” 0
[Mesh] OR (random* [TIAB] NOT medline[SB]))
#6 AND ( “Clinical Study” [PT] OR “Clinical Studies as Topic” [Mesh] OR (( “clinical trial*"
#12 | [TIAB] OR “case control*" [TIAB] OR “case comparison*" [TIAB] OR “observational stud*" 8
[TIAB]) NOT medline[SB]))
#6 AND ( “Epidemiologic Methods” [Mesh] OR “Comparative Study” [PT] OR “Multicenter
o3 Study” [PT] OR((“survival analysis” [TIAB] OR cohort* [TIAB] OR “comparative stud*” ©
[TIAB] OR “follow-up stud*" [TIAB] OR “prospective stud*" [TIAB] OR “retrospective
stud*” [TIAB]) NOT medline [SB]))
#14 | (#11 OR #12 OR #13) NOT #10 80
#15 | #6 NOT (#10 OR #14) 178




EREERER  (ERH 12022 F 5828 H)

No. [FESnY R
#1 | BIBABEY A MO 14— /TH 1,283
FERR U —_27 /TH or (B4RIZZH /TH or 2EAZZIAN /TH or IBGAEEY /TH or IBLEM
#02 82,670
RE /TH
#03 | #1 and #2 119
#04 | #3 and % /TH 0
#05 | #3 and(CK=58) 45
(BIBHE Y X hO7T « — /TA or Adrenoleukodystroph/TA or Adrenomyeloneuropath/TA or
ALD/TA or B|EEBERIZESE /TA or BIBANAEZEMRIE /TA or BIBNAEY A ~OT « —
/TA or BIBREZHE /TA) and (FEAERTZZRI /TA or FTERA T U—222 /TA or FIEIRTY R
#06 | AT U—"2/7 ITA or HAERTZZHT /TA or RHIZUA /TH or RHIFER /TA or BTHERX /TA or 30
BLEADYTEYU VT /TA or BIGFHIIRE /TA or BIET2HT /TA or BEFHNAIU—_2
' ITA or BIGZMIEEHT /TA or BIGF AT U—2"27 /TA or IBIGFARE /TA or BIGEZHT /
TA) and 58 /TA
#07 #4 or #5 or #6 66
#08 | #7and(XFFPF UV A THor VAT T AW E 21— /THor 2B /H4 RS54 >/ /TH) 0
#09 | #7and(RD=XFT7FUIR, ZEHARSA) 0
#10 | #7and(XF TP FUT A TAor VATIT AW I UE 31— /TAor 2B HA RS A2/ /TA) 0
#11 | #8or#9 or#10 0
#12 | #7and S IMELLEGER /TH 0
#13 | #7 and(RD=3 % LMELLEEER) 0
#14 | #7 and(5 % b /TA or FEAERIL /TA) 0
#15 | #7 and B IAZEFIE /TH or BRHIIAZE T+ >/ /TH) 6
#16 | #7 and(RD=#Z 45 L bIE&EGER, ) 6
#7 and (BT /TA or BFEIIAZT /TA or EREXIAZE /TA or MiEHIIRZE /TA or EEITIZT /TA
or FEBISTIBHZE /TA or BIGERAZT /TA or J7k— NHFZE /TA or ;BEFARZT /TA or BIEIRFZE /
#17 | TA or ST AIZT /TA or SEIROTREIERZT /TA or WAERHZT /TA or ZiEER AT /TA or /A 1
Owv b7OJ T b /TA or ZZATEE /TA or BRPRELER /TA or 25 148558 /TA or 5 11 ABEER /
TA or &5 111 AH5LE8 /TA or 25 1V 4B5E& /TA or 7 O A —/\—Hff3% /TA)
#18 | (#12 or #13 or #14 or #15 or #16 or #17) not #11 9
#19 | #7 and(PT=IRZ5L, #85 CK=kE ) 33
#20 | #19 not(#11 or #18) 25
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1) Tran C, Patel J, Stacy H, et al: Long-term outcome of patients with X-linked
adrenoleukodystrophy: A retrospective cohort study. Eur J Paediatr Neurol 2017; 21:
600-609.

2) Kiihl JS, Kupper J, Baqué H, et al: Potential risks to stable long-term outcome of
allogeneic hematopoietic stem cell transplantation for children with cerebral X-linked
adrenoleukodystrophy. JAMA Netw Open 2018; 1: ¢180769.

3) Pierpont EI, Nascene DR, Shanley R, ef al: Neurocognitive benchmarks following
transplant for emerging cerebral adrenoleukodystrophy. Neurology 2020 Aug 4; 95:
€591-e600.

4) Cox CS, Dubey P, Raymond GV, et al: Cognitive evaluation of neurologically
asymptomatic boys with X-linked adrenoleukodystrophy. Arch Neurol 2006 ; 63:
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1 FHERRAIU-ZV I DENEBD2IREERDINR

RIEHEY A b7 4 —(ALD) B EZII BT 2 KNE O FRIEm L <, FF
W/ NBRINELCLLEY) 22 GBI O N R T IVLERBETEL & VIR L 2 &
ML\, F72 ALD BUHEED 80% IZHIBHREREE A L, 67% TIXRZHIFEIZIE
RIS AREIERE RO TV EOHELH D Y, B X b L ARRIZIZEGT RIS
MbzbZedh, BEMBRBHERIN TS, (KA RTAV[CQ4 : BHE
EZOFREFZIIETEDD ? ISR,

SHICHMEEHE D 35~40% 12 18 T CICAMBEI 2 3ET 2 L ShTBh?,
WAV CIE 2013 FEOKE = 2 — = 7 IHZ R D IZHERA 2 ) —= 2 79 Th
NTW5, KRIHTIZALD OFERA ) — = 7 OENIOBLIRIZ O W TR
3 5.

1) KREICSIFZEEEH»

K B T 14 2004 4F 12 Hugo Moser #i -1 25 42 2K 12 8 1T % Recommended Uniform
Screening Panel (RUSP) |2 ALD Z# R A 7 1) — = & R REE BTN 2 5 LBk
IS L, 2006 4F 121 C26:0-lysophosphatidylcholine (C26:0-LPC) % 2~ — 71 —
2 (RAA RSAV[BQ4 : MERHEIEHEE V1 VEEEDZWNERIE ? |1BH]R) »
MIMIZE B AZ ) —= v 7 kDRSS, 2034FE 12 L) =a—3— 271
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B OB, A7) — = ZICCBM S N B L O BEED S OFRZEH
IZE D EBIELDEEDPBENL R EDIEF Y AP HEEN TS, —
FHC, WRPBW S NS LX) KEPERER LW SN, ) DERE &
7oL Y, MM AR, FEL & ITHMH O R— b x
GOIEEA Y ) T ERFIOBFLFEE LTEITORTWwAY, S5I24
7)==V 7 OIEDN L &S ITRESHIRIRAHILIEEY 525 000, RiE
BEOHRED 2 CHWEME ORE A A 7 ABCDI #A{5F 12 B 1F % Variant of
uncertain significance (VUS) DEAEARE & L THEIT LTV AY, JARMIZIZSE
JERTEZICHE U727 + 0 — %479 2%, EFEWN 7% ABCDI #EiRFO/N) T ¥ T —
& N— ZADFEFEIZ M O EPNRIIERELS & 2 % D3 7 > Mk 2 6 E
T, EHICEFHZLNAFTI—I—DHERL I TV AR—F =L LTD
ABCDI1 O EHHIET 2 A oME I LIEND
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FIZE D ETONNA XY — LIFOBWHEEICR T T L. TORE, ik
IR 320,528 ADFERA S ABCDI BT /N) 7 v M aEOBME 12 A, &
P10 N, Zellweger SEMERE D EH 3 A& FE L, ALD & W & 7z 4 L El
RS EEAR S L M ERF IOV T T+ =T v TSN T2,

3) FSVHICHITBEEH
F 7 2 FTIZ20194F 10 HICALD BROAE A7) — = 7§ % Hid & R
L7zsqay MR BB EnTw 2" BIEOAICEE L72H#EE LT ALD
BYEEF T ABCDI RIYN) 7 2 b FHRTFIMNCEDS S 20 00, FERERTIC
TWT B EIZLVEEAEE RN OEE 270 —7 v THWREL 20, #
P RSB S B T & L ) BEEZ 2T SRS RV S & BT W
L. —H, WHEOBEIIERED A ERESRIL 80~90% Th %A%, FHIEF#IL
—f&IZ 40~60 K CTHMZIGHEDLE S 2 <, KINER BB AL OFEE FM O TH T
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TNT)XALEREL TN,
51 Bk CKEREE, 7Ju—A 2P 2raviliby y T A< A(FIAAMS/
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B2 BHY o RETI TR > TCWhRWX A vy —EIEAL T X QR 1
KOADWEAT ) —=2 7
B3ER  mEAR s u~ N5 T - & T A< A5 (HPLC-MS/MS) 12T
C26:0-LPC Z{I5E T H A7) —= 7
45 4 BB 0 ABCDI AR TFEANTIC L VIR 23 BEBEAHON) 7V M EFT
LWOREAT ) == T
F2BBEOX AT v —TRR 7 T4 7 2 vy —JEBERERA S, B
BEMEUREEZETH2BELED )R Y —F —JEFERITE 3 B IEDL 2 &I
b, 553 BB CIKEFER, HPLC-MS/MS % FIVv» T C26:0-LPC % #Hll%E L, 1%
e kD 2O LTwb, £ LTAZ ) —= v 7 &/ ALD BIRIZ/NE
FEE, NBRSW, BRREROBFME E/NBNEHEIZ L ) RN R 7 0 —T v
TR & KRBT % G728y v ) v 7 EST SN A ERMEL Tw
5.

4) BEAIICHITSEHEH

ENTIL 2021 4 J & ) REZORIEZ 5729 4E R 2 R ICERECHIED
A, BHIRTHL (2023 4FE4 H XV BIROR) 25 RIMGHEE S OKR T 572
Wige e LCRItEL T 5. Bl OREEZ I ORI (IR B R AIH I Cld RS
HWMEICEREGE, DNEHREEME, @R T —, BEICE o TLHEH
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BHE D FEE O, BESH, FERES S P B ESEIRIEE & ABCDI #{x T
W, ERORREF—AEBE LTHIBLTWAY . 7 E ORI
Bt OFEHZ MR O IR R BV OREHERI MR  BIRAE Y A b
O 7 4 — @RS AR & RIS TR BE 2o AR & 3 L T b (KA R
T4V BRBIBEBY X hOT 4 —2Ex%1E - HRICEITDIBEHRISR). <5
W SN REMBRED 7 v u—7 v TR (ERHA RS54 V[BQI1 © FIEA
([CEEMTS NICBHEBEDREFVNDDSRIIAT 2h ? |SIR) o KNI S8 EME 2
DENIZ BT % EEL R BRSO (K04 RoA4 Y BXIBIBABEY X
hOD ¢ —E2EX1E - BRICEATHBEHRISR) D SN, 20254 7 ARHT
FEIN 20 IR TEIZHREZGRIZEASNTNS.

2025 AFICIEKRE I AV I MPOHERA T ) —= » FRMG S FMOFERKE L
TVUS &322 NAOB B2 ZH L T2 AO/NEREEN(3.5 5% & 5 e IC
Loes Score 1 B CHIEZMERE L, A, 2% L-WEI RS o Tnw5) L Bl
1Bz &6 NOBIBEAREFIA S »HE L) MFRS, 562859 »HS
30 P HERIZA b L ARG D5 2~4 SE12121% 3 BISHER% 5-~) & RER D FE B
RICIAEM A LT ALD BLERIRER, HERZET -2 EHMELTVLY. &
%, EPICBWCHRHIBIIBI AL T aF VA2 ) —= v 72X s
RS VUS & Z072kk 4 ikl 2 G L 203, iR A 7)) —= v 7okt
RBWTE SO BT 720RA WA BT b iifE S 5.
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2 BLEFORORMOEE

B FHEBEIEREOGREEZ BN E L TRIZF I 2I3BEFEA LML A
RIS 2 2 & JeEREN, BUIEOHRRBRO T3 B —EE TR
LT ANANY & — |28 ) EFEETZEANT 2BETHINETH L. 1990
FENA R OFEETHERE LTT 7/ ¥ v 77 35— ¥ (ADA) KIBJE D IHHD
TN/l ETEAVPE T 27205, ZORMNOEBCTEEZRBIEHERFEA L
BRI~ L2>Y L LS oM, Ly Fu A VAWLY), 77/ Rtk A
VA (AAV) 7% ER4EE - BREOE Y A VAN & Y35 &N, 2012 4L
BElZHFAEPHR ATV, BIEHEY A 74 —(ALD)IZBLTH, fE
REIER M O & MM ER L SNTnwEZ s, FHRERE %5 ABCDI
DB T (ABCDI) 2 ¥R L 72 LV X7 ¥ — % v CHEE H CH RO S s
FUZBIET2EAL, BEHI~BHT % ex vivo gene therapy O ZEFIFEH T H
T 7Y, LV 13 HIV (human immunodeficiency virus, AIDS 77 A L ) DJJE 1% &
XA E R L TEEICUWE LR ¥ —Th Y, BEDOT ) LD
AENEMICHNEETF 2B EEL LD THL. ZOEET N —%E%
S/ANEE, Graft-versus-Host Disease (GVHD) D /LEEASZ: v & v o 7R 5058 5 — )
T, WAZBRIZED)AZPHHOL a7 A VAR & — |[ZHRTHEIZT -
ERVE IV REEIZIIHRETE 2V, 2009 F (2 FHIAMEL ALD 51 2 12k
$ % ex vivo gene therapy O [ R EERA L & N Z DML S N7z 2017
FEOHE (n=17, HHEBIEF 6 7%, Loes score(LS) *F392.0) T, BEEDOMEITH
Hl, FAEARRE A O 7 OMERE R ETHEMMEATR SN, 2020 4 IFRIN THIKE S
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FDA |2 X KB L T IIHATEN TV A, BIEKEORN CETO@EIGIT 4
~17 7% O 5 o B KB A ALD (neurologic function score (NFS)<1, LS0.5-9) &
SN IR LAERIZE 2 F, FO%RIE 1R, EELoRBESED RN L%
RET I AE L LT 5 2 VR IN TV L, ZBARELITHAARTIE
2025 4F 7 AR CTHFRD I N TV,
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Adrenomyeloneuropathy (AMN) (& &1 72> & B A DIRE I FEAE L, 4k JRR I
WX BT EE TREIRE L, RREE, RSB RE, B R B
BEANE7: EER IR E RS, AMN OF) 30~60% I3 FEAE 10 4 D #E# THAK
MR OFRRE & R $ . HEREE TIE 60 mAAE L ) AMN ICEHDL L 72 FREETT
ARLER R Z S VNN Y (N

AMN DG HRENE & LTI, AMN 25 RIEEINDRBIT 2B C 2 L ARRETH
L. KRR/ - B 2 R ORRZE 2 3880 5 BE I B W T, il i
(hematopoietic stem cell transplantation : HSCT) 23ifT S LT\ 4. /MBI CldIE
HERE R BIIE 2 L1 L BIETHA R SN2 A5, EN CTIFBIERRIALE 25 B
FMMa A BT 5 2 LI X VISR SN TV EY. —J, #Y A%
HWrd 272012, WEOEITE FHT 2154 F 3= —DBMEKEIPMThIL TV 5,
IM.4% /1 @ neurofilament light chain (NfL) O ¥ MNIHE D EAT L A HE L MHE 1 H
DY AMN OKBEADOFFTIZRE VBB BT H O NIL 725 B35 2 & b iy
SNTWBY . PEEGRT MRI (2 & 5 SR B R o B 28R L A &
Bbh s REOMELT 2RI KBTS 5 2 L 12X 288197 HSCT O fttT 734
s,

—77, HSCT |3 AMN BF OFHIEIILE L 2V EPWME SN T0DEZ L
5, ERZERT 2EEEOREISLETH L. HEHEIZE L CTiE, ELOVLI,
ISPV FYTOBRILA M VA, WMNORIER EZ Y —7r v b & L7ZiREEDH
FEDVITbN TV T h R0 BT % R $ pioglitazone @ 1t 3 # 4
leriglitazone (&, Abcdl KA~ 7 2 DHFBFERE BIH S &5 2 L AeE ey,
& 512 AMN (25> T Phase 2/3 DERIRRERHHE M S 1, LHHIH DU
BATRRIVK T OMHIB R S N7z, ZDRDEEHREZ &9, leriglitazone |2 13 AMN
6 KINBINOMEAT %38 &€ B W HEVED S 5. 75 AMN TIREZ B D%
$, WBHERIED -0 R E TERN R MEOREIThRL TV LY. o
LYY+ A A VOEGHCL OO TERBENTWE2Y, MRIZED TS
COMBHE TUHF TR O NTHRGFTHEE SN2 W (KAOA S 2[CQ3 OV
Y F A A)UIE ALD DB - FRRICEMN ? I1SH).

AMN 73 6 NI FERES OFBAE 10 L CTiE, BRI RV £ i ek
% EDORHEFEPIT O I TS, MRENFHEC X 2 fkFReEY 7 574l & WIREFIE &
O, B E R E RIS A MENEE TH L. BEEIC
BV TIL, Repetitive transcranial magnetic stimulation (rTMS) 254 % O #t i - 3% fir
5 D58{LIZ"™Y, Functional electrical stimulation (FES) A3#:AT DI FEICH R TH 5 &
DHED D 5. T, Hybrid Assistive Limb (HAL) & F-ZA 2 EHH TR v b
MRS, TR OB E L AT A A Ny AEEE L THAINT
W2Y AMNBZ OB TE L2 Lha\v, 72, THREE 2RI
Smart-ALD &\ 9 FRREERDSEM S 172", OB IR AER - WERI 215
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1) FERBORIAC AERMR

KEGFY ALD TROON L RIEXEI R I =) Mgz a7 ) 77 A+
O A b, ZL5CIHAICEE LY 207 7= T VRERR Eo ki
LHAFEASEE G- LT b, RERBIESREMALE & ($82 ), Bz LcksT
LCTHEHEIRTOWEMEILI 707 ) 707 R — 2 A LWRBEIEZ > Tw
2V L7z, AEREAEDI 207 TIRAIRE D Bt 2 shak g kA
i) MEDFEKRTIE AW EZ SNL. FENY OEBIRHIL RN ST
VR L CHIHIR R A RS, SAUIMNICAERS LBk~ 0T 7 — U8
ABCDI KIEI 70 7)) TORERZA ) Z L IZ X DEIREEZIFI L Tnb &%
Zbhh. —JTEHERMBALL adrenomyeloneuropathy (AMN) TRE®D & 1L 5 HHED
R E I EITEO SNV 7S, FHEMTIZI Z 02 7 OIREN
DGR > TWDH I N FHEEINS. —F, ABCDI HREXRIE~ 707 7 —
DU, MR S A AN A R A K I I PN B R N o> W RS R I VA B P
(Blood-brain barrier: BBB) ~DZEEMEASEEINT5 2 &, FMANICEBE L2~ 2
077 — 3 OO BEIIAEICET LT ARk S SheY B
<707y — VIEHRBIEREOEEIIC & o THINT 2 B aaf R hEE % (%
TEE, FERSEERRL PR S SA, ABCDI g~ 707 7=V T
1, CORESIEDIRAREE 2 D720, FERCOELZF &R LT
LEEZOLNDL., Stk Ir7urz)7Rexrsua7y—UrxEn, BET 5 0EH
LN D FFAT AS KT SEFEARIE A ORI % 5 L EZ 5D,
RIEBOFFIREEICIE I M3 v B 7ThkfeREE, BRfbA M LA, MakA s b
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A, F=r 77V -EELRENEDboTBY, MEMEHREAIBLES T ORY
BEPZOERNE L TEZOLN TV L, MESEHREREICLLI Iy M) 7
JROBEEILTHIERRFE DS FHET L. Z02OMEMIRIIRERPERILA b L
ANTEHN BRI E 25, BESHEREEORTEZHME LcaL y Y
FANRIINVAR VL B AFHRE, %5 CICIRIEEER % ELOVL] O R
RIBLEAICOWTIE, 72 RRIERS MBS, BIEHSHENEE £k

LB RREDSLETH L. BAEEOIEELH (¢-F 27 20—V, N-7+&
FIVYATA Y, V) REEOHH) IZ AMN EETOMEEF OBy X — Y & %
JEX— A —OEZIEELL, T2 N-TXF VY AT A V3B HRERO R B#E
B L CHEERN EOMESHREENT VLY, &k, YY) A NZEK2
DT T=A MDPHEEILA b L ARG % Hl#H5 2 NRF2 /T O ELx /- LT
ALD ET IV AOWREE I L, EEIEL RIET 2 2 LG S h
72Y. 2o XD HBALKIRHERAL A b L A TG TTHET B A DS, SRR OB
RETOMHENAR L EZHN 5.

AP TlE BBB & 1% OB R ATKENEI S E (JAE PR SIS ) & B2 (2 B
LTw%. ABCDI e RIB L 22 MiMENEMBTIZY A oy s ary
YOG RS T OFBIZALT BBB ) THEEEDI TS5 - 2%, <7
077 =% YSERORHNNOREDTHE S LD, BBB ORHE L KIS IE
WCHEATLTREIAZ L5, BBBON THEEXRIE S5 2 LA —DDEE
HRWE & 70 2 KN EE HI SR 0> iPS MR 2 S AR HE L 72 Bk Bl I A R R & Fi v
TIEATC, WBBEE T Ty 2 EEARLELC X ) N THBEOUEEDSTES BT
W2 F 72, v A b VLT b OVALEEE L EH] Vorinostat, 7 S O ISP 2 B4
i A¥- (VEGE) %= 7°1 v 7 § % bevacizumab (JT VEGF §TL1K) 7%, KINELEE o1l

TR BEFIREE 2Rt L TRV A C—BERY CTld b 2 U 2 R 3 2 E i S hvtw
%0 —J5 PPARy7 T=Z b Pioglitazone D HM THALITIED Leriglitazone

A5 ALD E 7V < 7 A DB BET O RIEFUE & M) L CEBIHEAE % [m17 < 272"
i, T O Leriglitazone 25# ] O B AR ELEE OIFKOMET 2 IPHI L 722 &3
WEENTWAEY, 4% BBB O\ 7HEAE % T 5 3K % Pioglitazone 7
DURAE L 72363, RIMBIFERE O 12 ME X5 BERS A ] BRI O IE R\ IR 2 00 b L
N7\,

2) NAFI—H—ERHAR

KREBRTIIEETR & FHA BT IR SN, BiiEE ¥yt
T4y 7 RF, BLORBENERZ EFRERPREEEICHG L Twb EEz
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TELHRFRTFETUETFOFEIL AEEOBHEEZIT) ) A THROTHEETDH
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ExzHNTwa, L Lk, ZHOEEITHTHHIME IR MFRICED,
IML4% v o> R 5= §R R WG 1% 5 6 KR L 45 F (LysoPC (C26:0), LysoPC(32:0), PC(48:4)
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