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I. EXREEREICETEBEE

1. ¥ &

19814E® Hobbs & 2 & % Hurler 5 125 3 2 BRI LUk, $0% < O e R RARE 12 B s
MBS OME L L SN TV B2, WINHHFPEETH 2 7: DB OBEREOEFBIID v, 2
DT, MEPOEERNZ a > v 2B T, 20104E17 5o FKACH B AE 1203 2 1%
FIBRED 54 K54 vasgkFasni?,

AIBIZBTBHTA RIA VIREIZHT: o TUIHAED L OITMEID LWz iz, HRART V7
ANZ% K ANITIED T WIREBIZOWTEBRME T 2 B2 H 5, 21X, BRib$ 20 a%HED S
H5HATIE I ® (HurlerJ®) 3% 8% 502D LT, HRZL ED 7 27 Tid I H (Hunter i) 255
%EUoTWb, NETRHECKTORMG D%, BHRER S BIF &3V 2 Lo 7272 OI12E A
FEREAR IR U CRER 7 RAR DS #0> o T2 03, D D3 E O ZEI T DT I X 0 WA AL % 17 2 138K
WREROETZIMNZ 2 2 LB TELZLBHLIIR D DOH B,

FeRRBEERE TN T 2 E MM OIS % #Bim T 21247 > Tk, FFEEEERET SR ET 2
22T, BHOMEDO A TE S BAEREEET L OFQEWHIFEFE S AT ST, TFE, X VEEEOSE
W R —Z % W HE £ 97 % human leukocyte antigen (HLA) & DS, £FROM LICHFLS T 28
TERTALTE OMEST, Atk O BE L A 00HE CH 5 B X118 £ (graft-versus—host disease; GVHD) Xf
KOS LTk ), GEiHABEO M, BB IZRERN IZH L L 72, 20154FI12HE S Tz
HA R T4 > C RS MM % 4T U 72 & 2 Z8HE O 6261 GE MR I 41 41, —2k[H
JaMBHRE 176, —BORMBBHE4AH]) TIRBEFEED5.2 %, HEA XY FAEFELDI03 % LELo>T
BY. PEEM EOZMEGVHD 13133 %, BHEGVHDIZ148 %2 EE-oTWwa Y,

UEDXS UEREZEDT, SHOHEFFZ L LICLIGHEICICET2ELO0HE]1ITH S,

2. &EEH
1) 5 2% ¥EE | BY (Hurlerf&. Scheied®. Hurler/Scheie &)

L a3 ZHEE 1 Bda-L-iduronidase IDUA) O RIFIZ & 2B T, HHREEZHOBLRER L L D,
HAEE 1T X o TOHEIER (MPS-TH. Hurlerd®). @EAERL (MPS-IS. Scheied®). @HHZAL (MPS-1H/
S. Hurler/Scheie %) 127330 & A, ERERIZ LREM TRIET 2, FCKOBHATIE L aZEOH T
wOBHE L E, TN T A VL, HEE, PE R, AEEE. § - BEoLE., B, PR
Wb EMEUOREERE, OMEFRBUE 270 & ORI I RIS 5, BEIERL O Hurler B Tld 6 % A 2
D 2E F TICERRAER 23363 U, RSB m., AKIEZT E2 W10/ % TIZT T 2 25, BIE
4D ScheieJi 13 S AR ITIEIRFEBL L. FEAIFEBIE 2D 2 £13 %W, Hurler/Scheie i IX W& O H
[HEITH 5,

MPS-TH TS MANRBA IR & 5 D | DIIRIESLHICEHTRETH 2, PRMERE S
DTHRZHFHE TS 5, MPS-TH/S. MPS-IS TIXBEEMAHIELE 11BINE 21, BRITHT 3
PR DSBB M1 70 o THER] 20 & TIRIEY) & K — 235 5 LAuSE B 2 B RS Th 2,

MPS-TH IZ B 2 & IMAREBHE S Z EIT b TV B HCKIZBWTIZ, 2 —u v sl fifgsaE 7
v— 7 (EBMT) & EEE MBI £ > & — (CIBMTR) O 7 — X ##i& L@z & b, BUF
DEILERBZLNATNSY,

1995 ~ 2007 4 D I [i] 12 258 A\ @ Hurler 5 35 12 3 W TEH RS RY 7 B AL E % F W 7238 1Al i
T AT o 4, BRI O EWR1Z 2 00 H 20 5 1973% (HHRfE16.7)3%) T, 7 20 —7 v 7HIIE1.35H »
L134ETH o7z, FF—IFHLA—BFARE 23761 (3 X CTEHE) . FEMAZEFE 2310541 (9541 35 .
I5H 23K, > BSHENEHE ). BEH M 23 1164 (HLAG/63E & : 2241, 5/6 : 664, 4/6 = 254,
3/6 1 3) TH o Tz, BILE L L TlE, KFEDEHT7 ANV 7 7 ¥ (busulfan, BU), =¥ F¥H v
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EMAEBIET 1 FZ1 > — FXAHEEIE (B2

x1. EMMRBEIEIS LT HXRERBEERE (X3 ZHE)

RE4 RIEBRE B &%

b AL PEE
Hurler (IH) a-L-iduronidase S
Hurler/Scheie (IH/S) a-L-iduronidase CO  |ERT % 1 3R
Scheie (IS) o-L-iduronidase CO | ERT 35 13241
Hunter EER! (C,D) iduronate—2-sulfatase CO |DEIDHMIPILSs
Hunter BER (A,B) iduronate—2-sulfatase CO | ERT 2% 1 :#4R
Sanfilippo A (1 A) heparan-N-sulfatase Dev  [JEANHID A
Sanfilippo B (Il B) N-acetylglucosaminidase Dev  [JE#IHEAD &
Sanfilippo C (1L C) acetylCoA-N-acetyltransferase Dev | JE#IHID &
Sanfilippo D (Il D) N-acetylglucosamine-6-sulfatase Dev | JE#IHID 2
Morquio (IVA) N-acetyllgalactosamine-6-sulfatase CO | ERT OZhHRIRE R
Morquio (IVB) B-galactosidase ?

*Maroteaux-Lamy (VI) arylsulfatase B CO | ERT A% 13ER
Sly (VII) B-glucuronidase co

HEYZA b a7 4 —
X-ALD., A% ALDP S | HEGETBIZEISS
MLD, LR arylsulfatase A Dev  [JEAIHID A
MLD, JE% arylsulfatase A Dev  JEAIHID A
GLD, FLY# galactocerebrosidase S [ETHITEISS
GLD, EHH galactocerebrosidase co

W& v o R RS

Fucosidosis fucosidase co

o Mannosidosis o—mannosidase co

Aspartylglucosaminuria aspartylglucosaminidase ?

Farber ceraminidase Dev

Tay-Sachs, F-HiF¢NERY hexosaminidase A ?

Tay-Sachs, #4ERL hexosaminidase A ?

Sandhoff, F-Hi¥i Y hexosaminidase A & B ?

Sandhoff, #4EHY hexosaminidase A & B ?

GaucherJ® I (FAZY) glucoserebrosidase glucoserebrosidase CO  |ERT 38 1341

GaucherJ% 11 (FLIZE) glucoserebrosidase glucoserebrosidase ?

GaucherJ® III (F48Y) glucosidase CO  |ERT ORI FRBEEM

Gaucher /BT (Norrbottnian) |acid sphingomyelinase co

Pompe acid sphingomyelinase Dev |ERT 238 1 3R

Niemann-Pick:type A cholesterol trafficking ? ERT 235 1 ;%R

Niemann—Pick:type B N-acetylglucosamine—1-phosphotransferase ? ERT bk

Niemann-Pick:type C acid lipase ? FEEIHEE

Mucolipidosis II (I-cell) sulfatases CO  |JRHIHEBD A

Wolman syndrome CO  |BCKTERT AR

MSD Cco

S (standard of care) : f5#EH#E, CO (clinical option) : FEHIIZ X 0 #IGHIWT, Dev (developmental) : EfFRAFSE & L T
. ? ¢ AHBH. ERT @ J# 3 fili 78 % 5. X-ALD: X-linked adrenoleukodystrophy, MLD : metachromatic leukodystrophy,
GLD: globoid—cell leukodystrophy, (Krabbe disease) , MSD: multiple sulfatase deficiency

(CZ#R3 & D 5%
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MSD, 81+:6% }n-372
616 CB, 81:9% (n=22)

 5/§ CB, 68:+6% (n=66)
* MUD, 66:£7% (n=47)

s 1§ 0B, ST0% (1=28)

087

=
=3
1

Probability- EFS

=
=
1

MMUD, 41£6% (n=58)

029

00 T T T T T T

Months

K 2. Hurlerf®icsid3 F7+—., BM2Y — X IBHERE (SLE5)

(cyclophosphamide, CY). #tY ¥/ 35kZ7 v 7)) v (ATG) DflAEHE TIT o> Tz,

Fohi & 7238 MR e 2sHE4 (R % 7213 03) S W7HEBI 2930 % H D . 485 LTDEFICE T 3
XA)ANIETY %DBEEXFAT, 21 %BREX AT THho Tz, BihOLEEROEIAFERIZTS %
T, ARy MEGFR (BB LT L TOAEER, EFS) 1363 % TH o Tz,

% BIFNT CEFS ITiF B 2 5. 2 1:IAF £ LT, BHEOERII16.7 08 (FRfil) RitTdh 2
ZL b, BHEMIEYR « K —& U CHLA—3FAE L HLA6/6 (7 7 A LAB~F#MEE X 1 v 7, 7
3xn‘%%@ﬁ&4Eyﬁ3~ﬁ%%mﬁ@5:aﬁﬁﬁen\@@%@%%ﬁﬁﬁ&@ﬁﬁmﬁ
HWAEFITIIHEE L Lo T,

PEOFERD L, B L HLA O—SUE 28 b EETH D . HLA [N £ 7212 HLAG6/6 —3X
%Wﬂ@%ﬁ#ﬁ“éhé&mmOUBﬁﬁ(.ﬂ 7 R —ofEHIZ X 2 AR R % JE % B

—. RRE R F—, BEMTRE T LTz E 25, ZOIETRPREEY O 356, JEER
ﬁ%&%%éhé%mﬁbf D5 OO T HBMEREH» L OB X D bIGESIE SR W Z L HUR
SNT9, Bk U7k LFIRFZE 77 v — 713 19854E 22 5 2011 4E 12 [AfdE il fa Al 2317 b Tz
217 % x50z, PREERE T MG & 3 2 HEMAE, KR, OFiEE. WA WBERESIcoWw T, B
RS9 2E DRI IC OV T HIE L7127, ZDFER, B DQ/IQ »385 YA E., HBAlIER
D316 7 B K Tl B TR FE 25HERr & v, BATE D a-L-iduronidase {& M 25 1IEH FIRML_E o T
2R R BRI A PHE DBEE IR T 3 2 EM 25580 b Tz, YL bk b BEIZMI 3o < JEERE
FF =25 0B Z BTV, EL2X 27 %82 2 LEE L WS i,

2) A 2% ¥EE 11 BY (Hunter %)
MPS- I 1% iduronate—2-sulfatase ® R$EIZ £ 2% E T, XHEBELHOEEER T LD, HRAL L
DT VT NIZEZWIREITH 5, £ ORI T ARAREEIR 2 £F 5 IEIED b D 2> b HERIYIESE D b

4
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D F CHERW, FERERY., MEEOFMEL LI2k D, A BAE, B F8E, C: HIE. D HIE
IS B (F2),

1990 BRI L O RKRFEEIEITEMBMZIT o 72 3 2 Y X R¥ D Krivit 5 1%, HunterJ5 12
BOTEHEEEDOWLAICEDL L FEMAMEBHEOMEISIZIZEAET WV E DFEITELY, ko
HEDL L bAOEZ HEFio T\,

L2 L35, SEFIE D B D %\ b H3[E T DB T3 MANIBAE 0 %) T H 2 EH 25HESZ 12
FET 2 2 L0, RFEEOEMFELBHEDOHM TOBDORMRTH o 720 HA/NRIMI S DE I
FHBEE I B 22 R4 558 A O WF STt T OMERERY 2 &5 & T Dl 2R A3 Tanaka 512 & - T20124E12
Wb s hiz?,

1990 ~ 2003 4F @ H[H 12 o 3 E CREMAMIIIEAE % 521 72 2 3 ZHHIE 41 7 26 48] (63 %) 23 Hunter J&
TH oo 260D SEAGFHILEE.S % T, EFEHF D21V TRFBESR LML 72, 20
BR. IS MM BEREAE % 22 1 TV 20w 194 O Hunter J5 B35 2 /TR & U CHUBE L 72, FHAEE 0 JH Tl Type
ADLHI. BH6Hl. CH7H]. DBTHITH - 72,

H#ATEEIVE (ADL) I3FAREE & [AE IR 720 T3 D . MRIIZEB W T cribriform change 13 17 45151 9 5]
T, EIEARIZ 17645 T8 L, RINZEMIZ 17605 115 CTHEEATAMEIE L Tz, 72, DD
FWFIL 63 FFH 207 THA L, IR D & o L IERBAMA] & bl U CEHBICHA L Twiz, JEBHE
FITIZ19FIF 126 CEEEFREREELED L NT2DIT L, B CIIBMH% 1T S ERERE IR D
LTz THIFR1HITH > Tz, BAEFOERIVENIE EBAEIZ X 2RO N BEHD - T2,

INLDOFER S S, Hunterd% 1235 W T d HAER TR @& MAMEBAEEIE & 725 &m0
bilz, & 51T, Tanaka & I35E MANFEIREAEE G % FE M0 FORRTERRED & LS U, BESERHFRHI T SR
PRI R IE DSHETT 3 2 DITXT Uy FHNCBAE % 2 1) 72EH] TR IC FZE RO b s 2 & &8l
ELTWBY,

E51T, 2D A TDORBAEZ HOEFHF DL X, BEFRE, FYvRVAER, Jv—2L4y
7 Mo EOERBEEADFILEAEELN LWL D TEETER 2R > T )., BEUK O %W
FERDEIIUBWIHREEZBOLZELH 2V, LItdoT, 2ZOLILBEETFERSET 2
JEFICIE, B OE MR 2 BRI E R TS TH %,

20174F, FrHUERI 2760 % 0 2 72 146 ) O & MM fIFEAE & . 5141 D ERT. 1561 D FKIG 85 % Hik
L 7B SO S . BRIV EM-C B RE. HEAEBIESCIIMRIFIA S X 7 ) a3 7
D Ay OER R L, GIMMEBHEGNIZERT £ ) bEA TV Z LRS!V, 4470 H CIEMmE
BRI AT b T EER O 1T, 2D OBHERIIE2 O OBEIUITIZIZEELL, 7%
Lo THEBMAED . bt EERE D OFESMERF S TR ), RBMOBERELH L 22 L %>
7> 12)O

£ 2. Hunteri@OEEESFE (AP, XEK10)

Type FEAE IR HMBEE B - BEE
A L EBE F il ESNOE i T EROL kb WTRE
B : AR HLAEHD B ¥4 and/or BRI NG ZL INFREE ] E
[ M ES]
C: HEJE 27 DA FERIE, FAEIR (RA B, i 12-18 2 H | AR
ESHOF ) N RE 2T ) 2FR3C 27378 [ W R N
D @ R HE 2 TR AT FERIE, FHEIR (RPABESL. | 235 2k N PR
ESVOE L N RE 2T ) 2R3 TBE [ W R N
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3) FDMbD LIS HEE

MPS- I (Sanfilippo i) IZH G AL OB % L ). KEBREOMHIHIZ L > T400HI (A, B,
C,D)IZHFHS N, WINDREMIEERZ MR L LIERZE L, EMAREETIDHEH O »
WCERBRINIZIT b TW 3 25, RIRIIIBENTH %,

MPS-1V (Morquio %) X R aAE L EOBEIERE £ ), REFEZEOIEIZ L D ARLE BEIIHH
Sh, 2HBOREALE2RD 205, HERIERTH 2, BEMTEELHFE S NN 7 = — X1
FER B O R R 3% R BRI 2 & £ 37, il 6 ST DA T2 E TIRREL 2D DD 36
TRZAMEOBEL L, BERAKTIWEI IS LA T WE ERIFBENTH -2, »oTIE
& MANBERE AR & 23R DRER & U CBALEIS SR S LT Wicds, bE TS i E5E
FHID 104EM Bz o 7: 2 BEIFH CIIBMEOMR LM RB T 2R5R E L o7z, ThDBH, 25~
36712 7% o T b 2 H3HAT ATRE T 44517 3 1% 400m A _E % 24T L, AEEBAEH] T I3 MEHERE O Bk,
DN T RIS 25 O CEE QW R EEZ AT, AWATREBENRIFCTH 2L Z LIRS
n, DEHTOFMTIED 2 D DDIEBHFILERTHI L D EATWBE Z EXPL L E LT,

MPS- VI (Maroteaux-Lamy J%) 133 CiA S DEEIEHN T & U | arylsulfatase B D KIFIT & 2 &
C. Hurlery% & PO EKRIEIR 7 29 2 2SHIBEREE 13 v, BERMARELHE 1RINE 2D BRI
X9 2 PUREEAN 7 & TG MBS ASEIS & 7% 5,

MPS-VI (Sly ) 1Z# Gk L0 BEFEN%E & D, p-glucuronidase D RIBIT Xk 2 EE T, KE
KiE T (B VR ~ 3728 RHIIZFE ). FIERL (375 £ CITIRIE). BAERY (478 DU 1T HRIE) 120 3 &
Hurler 7 & ZEML O FFPRAER 2 2 L, BERER CIIBE OMBERE+H 3 2 2, BER CIXAERE X%
W, SE MM O S 3D BB TIED 2 D8R 3H 2 L an'™, OB EEIZ TV,

4)EBZEMno4 3T X a7 4 — (metachromatic leukodystrophy. MLD)

MLD i arylsulfatase A (ARSA) D RIRIT & 2L THPEELEOBEEA L L 5, FIEFHIT X
D, OBRMFLRE Q~3R CHAE). OF MY (4~ 125K CHIEE). OMAZY (135% AKRIZFIE) 125>
ME ., ARERFIERE LHIETDH 5, TS & RO FITEE N L L, FEEE, B
HENRTT, WETREE. HOEDEE, TV AFOIERDET S 5,

Krivit 512 & 2 5 O G UKL MO EMMIBEMOWE 035 2 19, Bl RIZBAREHE AR v i
&L F B ORER B WIERNZ & BEFTH 2 05, ETHICIRAIRIEIR TS Zun ', MRER
DYEE, D 5 \WIFTMEITIE IR IS I ERHE I R O BRI MBI 2@l L <, 3 27a27 )7 ek
DM TARSAZEAT 27O LFEZ LN T WD,

5) 7 5 v ~¥% (Globoid-cell leukodystrophy. GLD)

GLD I galactocerebrosidase (GALC) ® RIFIZ & D I LK CRMEMEOBME L S - $HEE T, W
reRLEOBEEERE L 5, OFLRE (EKe» A T TITHE), OBRIMILRE (7208 ~3FTH
fE). @FE AR (4~ 8k THAE LIEIR IZHETT) . @BAEL (975 PAKE 12 FIE L 5~ 104F D #2368 THEST)
SRS L SR, EeER FERIE, HOMEE, STREER EETLETT %,

MLD & [AI45 1238 MOt o & 5 IS AR 1o 22 S . FLIRBLCIR B AERT AR IR ET Iz 2 L
Z T2 RFIEG) CES/2 » AUTIBH TS IDEM TOAMELZHHTE 2V, BEAREG OFIEIZES
AR SBREAPBT S NEHAERAZ ) —=v 72X D it BB L, RRES
DR A 2 SE S 2 020 L % D,

FEMCHEARIZ B W T D R OBMAEE T, ETH CRBHEOSRIBIIENTDH 2,

6)BIBHE Y X b o 7 « — (adrenoleukodystrophy. ALD)

MLD X GLD SBEERIBIZE 294 VYV —LIRTH D DIZH LT, ALDIZALDP & MiEh 37 A
EEORBIZE 2 XHBEMBELMORN T XYY — LK TH 5, ALDIZFIER O4ER L IERIZ
0. Q/NRKRIE (10 A N FAE) . QBHFRLI AL (11 ~21 5% F0E) . @A KN (227% L L

6
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FIE). @FRIBEHEH = = — 1o /9 F — (adrenomyeloneuropathy, AMN). ®&/Mig « ili# %, ® Addison
. OIEBMELMERRE 1T S 115 25, ABCDIERFA L L R E 0 BJ# (genotype—phenotype
correlation) IF LW & S, BEFEED SRR CHIEFME T T 5 Z L1FTE LWV, ABCDI
DBIEFEEY) (ALDP) 13NV A XY Y —MIFEET D P IV AR—Z —LEZLNTWT, _vF X
Y ¥ — LMW SHIR IR O B 1B b o TWB Z L L HbE T, ALDIZ BT B ESHIGIHE O
MEb7:63EFEZLNTWED, FEMLIIE A D = X LW TIEFEARHD H % W,

KBRS - BEDPEE, FERET., MR LT ETHRIEL., ETHETTFHRARTH 5, MRI
Tt GAERRZH LH T AERE T, REEL LRI D AESMERITLN S Z EH% W0,
SHESMRI T O HEIRZE pSRIAFE~FRTHIE 7 R & 3 2 REHNIRIEEE R R OEH £ D #ET LRV &
WwWhihTwsd,

MR AN RN ENZ BRI TH D, I A& Y X2 K¥D Peters 5 12 & 2 2004 4F D [FH R4 FT (126
B 1T X D, BAERE O MRIFT A (Loes score, #%3) ' & fiE N EEE KO FHRRTTHD Z &
DL PICENT?, IAVRRETEIOMREEE 200, FIRHRRIHRID 2 LE bR

%3. BIBAE A PO T7 14 —IcHFB3MRI Loes score (3X#k19)

PERIVENTRICULAR 1
PARIETAL OCCIPITAL CENTRAL 1
WHITE MATTER SUBCORTICAL 1
ATROPHY 1
PERIVENTRICULAR 1
ANTERIOR TEMPORAL CENTRAL 1
WHITE MATTER SUBCORTICAL 1
ATROPHY 1
PERIVENTRICULAR 1
CENTRAL 1
FRONTAL WHITE MATTER SUBCORTICAL 1
ATROPHY 1
SPLENIUM 1
GENU 1
CORPUS CALLOSUM ATROPHY SP )
ATROPHY G 1
OPTIC RADIATIONS 1
MEYER’S LOOP 1
VISUAL PATHWAY LATGEN BODY |
OPTIC TRACT 1
MED GEN BODY 1
BRANCH TO INF COLI 1
AUDITORY PATHWAY LATERAL LEMNISCUS 1
PONS 1
INTERNAL CAPSULE 1
PYRAMIDAL SYSTEM BRAIN STEM 1
BASAL GANGLIA BASAL GANGLIA 1
ANTERIOR THALAMUS ANTERIOR THALAMUS 1
MILD GLOBAL 1
MODERATE GLOBAL 1
GLOBAL ATROPHY SEVERE GLOBAL )
BRAIN STEM 1
SEVERITY SCORE 34
Lz owT, FH, FTROH 5L LT, 1EMET 5, Hilsh
1) global atrophy IZ DWW TI& 1-3 D W s
2) FlETH - 1854 0.5 4
3) Questionable TH D, » OO EE L WHE0.5 mOINM & T 5,
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% N-acetyl-L-cysteine (NAC) % 2005 4E 2L B D X T ALD A 12 3 W TR AT AL E B IR RS 22 & 15
TR 100 H £ COMIMEE L7z L 25, Loes score 2510 2L E O EEEFI TNACIEREH L D b HFE
WEWEERBZ LTz i L Twa 2,

7 B _FEC D Peters D 52 TIXBAHTT D Loes score 239 R TH 2 & FHREF L ST W3 D,
FHEED L NMFEFNZ B W TIL 10 SRTE OB E TR SN Z 3B TH Y., 10-125HETH -
THBMOBIG LEZ LD, TZEHRESHNEIZHERE L T 254 13BME b fREER O ST »3IERE
WG & AARIZ % 235803 % WO T, BHEOBEIGIZEAL TTEETH 2NETH S, ITZRIEICE
WTIEMRITERBE DR b N WIEFNIE 512 I3 BAEIE TR R WS EMH (602 HEBSNEE L W)
ICMRIZHREE L, B RENEO LN EECTHERH B2 ER T2 2 L BEE LW, KB
BDBLZER) « AHZHME CREIRSRBEN D X)L o B A RBHOMEIGIZOWTEET 3
DEXD D, bBENIZEWTIE—ERIZ Loes score 10 L LD #ETHI 2 &L d DD, BAEEZ 10ETD
ATFRITT.2 % & IR RAF 2 i 28 T v 3 (K3) 2,

FRAKRIEN R L Cid, B o B coEMARBMEIZ X D #ETMEIE L IEROHmE D D, Bk
NIZH LT OGRS hTws, BHOBMAM LD SEETH D, NEKKEIZOWT
X, FELOERIBIE S NI GEITRVWERECEMELZ R T2 2L, FZALDEAORRZNIZ at
risk DB IRV B 5A101F, B 2 IBRIEMIC X 2 BOBEI Y v ) v 7B EERMT 5 2 L
DHEETH 5, AMNIEFIOHE. 104FEDMITKLEEBKRMEIEITT 2 Z L0/ TE D, Mk
WRHEIZ & 28R CEEIZ 1 ERE) 2%, MRIOFHE GERIZZEES 0 UE, 14E12 1 ERE)
LTV, EIMMEBHEOEIE 2% 2 2 ETGAEMIR L) KINAEREZOFEEVSEETH 5,
T, KIWBRZE QBT SR, EIMMEBHEO A A I v 7 2R T2 L bHI2OTHEREET 2,

------- MPS-I (N=23)
S —— MPS-II (N=57)
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M. &Y —RAE RF—DER

1. BfiflgY —X

B E PR MO TR TR RITZEITRDO 5 TV WS, RAH MR AEE I 318N
Gwmﬁiﬁmu¢¢m:&@6\\mﬁzw&&é%%ﬁﬂﬂﬁrfixmm%%@%ﬁiﬁw
AW,

2. FF+—

— MBI E AR I 35\ TIZHLA — B AME A8 1IN E ST 08, BRRFEFEEICSE
WTIHFARSYEHEEORRETH 2 Z L23H D, REE L OBAHIZ B W CIIBME O MR v
NUMES LD Z Lo, FRREFERF—Z2ELT LI ENEZT LW,

X BN EE OB R (MPS 13 £ FALD) I22oW Tk, ~TuffHE4 FF—L 3252 L13E®
LTV, ¥R L, WHERREZEOLMITIEX X ZRETH 2 7: 0, EIMMEICB VT, IEE XK
HL S NIGHEMES 2 O TV I2GE. MM OBEEEEIMENZ L 23D 5, é%k\$xbb
HET D ESIEEXPIRNEILS NIMEIMEL L expand B Z T2 EdDH D, 7272L. ALDDE
i%ﬁﬁ%@%FﬁF% HkDI7u 7)) 7% &l ;5@@@%&@@7%ﬁbh%émfzo

RRMBFIEREF IV L, BaME, BRI FF— Rz & - Tk, HLA —FA AR E
ébmﬁabfﬁﬂéhéo

WHEERELEBREOEBIZOVWTIZ, AT o fREF X T X TOMITIFIE I oM %
FoTwsaonT, 9am%@@ EOMBRIZELND EEZ NS, —F, BHBEEADHEIXHLA
OBAELHET 2 2 Lo b, FEMAGE BB AE < JE Mgk M A 12 3 W TIZHLA (A, B,
C,DR) 7 )V VELE—HD FF—%E&IRNT 22 L BEFE LW,

7o RRMRFEEAEITB O TIBWEER AT LIBO TV BER 3% . &3~ Bz
WAEBT 2BEX DD, a—7T 42— MR OIEMBER K> — X D FEA K F — LB
RFr—%BIRT2H 2L 0% < Lo THY, (ERBENRTH o T2 MBHE b ITAERHAE 23 kL T
W2,

3. ERIENRL

Plbo &> nBERZHEET 2L, BRARBEFIEICE Y 2 FF—7 5 CITEfiig Yy — 2 0@ RERL
FUTDX ) I12% 3,

[ 12N~ —]

cHLA Y = 7 &2 4 7—ZOERRE FR CBH)

« HLA (A, B, C, DR) 7 V) /v—Zi5 I

- HLA (A, B, C, DR) 7 U v —ZEEMAFEHE K F —

Cav= )|

« HLA (A, B, C, DR) 1 ~2 7 V) JVAR—Efif I

*HLA Y =/ & A 7—BURE K FI (546) *

*XHHLMHBEERNOMPS IHSEBHEY X bo 7 4 —IZBWTIRHERE 2 5 OB T3z R
3% B AREMEDSD B,
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V. BHERE

SR EFAE 12 B 1) 2 38 M LA CIIBARRTALE < GVHD T BhikOEIR & BARRTALE % &

12 X 2B E BN ORISR S EETH B,

1. BiEsilE

FeRPERE B T8 3 2 [MEE MM ORILE L LTI THRL D HENHRESINT
W3, ek, BUECY 2/l & LT BB R LE S TR TH o 722322 TAEE BEFEREEA T
WBIZ X 2 RIFREBEIEONT VB ORI & LTERBONG E 7252070 I BiEfTH o0

ALDIZH L CIZBU OGS AZHEIER A EE S 20D 2 Z L 2 EFET2H0EDLDH 5,

1)BU + CY (+/- ATG)

Busulfex® 0.8~1.2mgkgx 4/dx4
Busulfex® O G-&#IZL T 0@ L33
RE 9 kg A 1.0 mg/kg
9 kgDl I 16 ke 5 1.2 mg/kg

16 kg A 123 kg AT 1.1 mg/kg

23 kg 34 kg AT ; 0.95 mg/kg

34 kgitd ; 0.8 mg/kg
CY 50 mg/kg/d x 4
ATG (Thymoglobuline®) 1.25 mg/kg/d x 4
HSCT

ATG IFFEIMBER D L < IZHLA R —BUiFE R FHEME cikEs s n s,

2) FLU+L-PAM+TBI (+/- ATG)

Fludarabine (FLU) 25 mg/m*/d x 5
Melphalan (L-PAM) 60 mg/m?*/d x 3
ATG 2.5 mg/kg/d x 2
TBI 2Gyx2/dx1
HSCT

ATG I3FEMAEH D L < IFHLA A —BULFE R B HRH TE s s,

2. GVHD FBhik

1) IEMGE M BHBE S & O IEMGE HE B E
MTX + tacrolimus
MTX 13 15 mg/m® (day 1), 10 mg/m’ (day 3, 6, 11)
tacrolimus (% 0.02 mg/kg/d, day—1 2> 5

2)HLA—HREH 5 EEBE
MTX + cyclosporine A
MTX 13 15 mg/m’ (day 1), 10 mg/m’ (day 3, 6, 11)
Cyclosporine A X2~ 3 mg/kg/d, day -1 2> 5

day ~10~ -7

day -5~-2
day -5~-2
day 0

day -7~-3
day -5~-3
day -4,-3
day -1

day 0

1075% A0 O HLA —Z( R a4l <id. F5i2 BUMAHIIZ 3 T Cyclosporine A UM b E g S 5,
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3. BiEfES M OEER
1) =& FF5

BU 3BT S RIF CREZE Z 32 L 298 Y| clonazepam 0.1 mg/kg/day 73 2 AR ZEE 8 7B 12
HAwas,

2) HmEREp & F B
CY IZHMmMEREMNE R Z L3 <, mesnaZ CYBREGEDL0 % % 1 [HE & LT, CYHKEGH, &5
AR, RG-SR I AR T 2130, 20 % B2 RH AR TRET 22 L b{Thb s,

A7F745%v—vayoFh

ATGII VX IZHRBE L CTHES N EARATH 270, BRITEBASHB T, 7774 7
Xy —vavZOFHL LT, BIBREATOA KF(AFVT V=YL L T2 mgkgd) ik
22 I VHIOPFRMToI D,

V. EmHHRZHEE QBRI RO

BAERR DIGFNRIL, IEIMANIIEAL O RD R A & IR O SGEE OFHI & 123 b,

1. EMmiRkaBE D3 RET
NEBLEF XY XL

FERMAHEFIEIZ B W TIIMOERIT B 2 E MMM & R L CAEEREOBE S, B4
BB VT HIRAET A 7 ORELFHET 2 2 & LM I 2 &L Bv, 2070, &l
FHRUAIIR I I3 ARG DA E X 2 ) X & OFHl 2 FHE IV I2AT O B2 H 5,

AEHIEREME T — R O MANIRERNIC 3 1 2 2548 & [AEE T, R M ERE e L T 3 H 500/ pl
THEZIEMOHEEEH LT 5,

X XY ZLEIRWMTHEL, FF—E vy Py MIBIT2EEN<—I—DERIZL D EERN
WZEHii S %2, <A 2 a3 7 74 b (short tandem repeat, STR) 12 & % Fifi p5— M TH 2 25, Mz=23H
D EITIIMREMARFISHED Huw b itn 5,

2)GVHD H oM iEEES M
A7 5 ITE M GVHD O Rl <0 JEYYIE DS IiE 7 £ 13— %W ZoE e L Mg Th %,

2. BEROWREE O

JFUR O UGEEE O ML, M OBEEEME, R n L oREEY OWE, EERER, ESg2kix &
12X o T, BHHE D OMHAIZAT 2 25, e RRARELHME T IMRITBOTITONE Z L L
LW,

FEARW LM & LR OREEOHE ZHEMT 52, AaZPHE. 23V ERF—YRITIET7 74
JMPSCRF 2L, RIBFHEYA M7 4 — BREEHEYA MR 74— 77 vy NJRITIE T 7
A4 )V AMGCRF Z W %, SEfiAELR EI2OoWTOBEFRIZTREO®@E) TH 5,
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1) £ 1L S8 FM

e LALPHEIZLBW TR L EIERFP Yo vBER L L aSFEERKE 217V, BELRSE
XA TPHRTELF T, BYOBERTEEOWEELTT O,

e ALDIZBWTIRBMHKSE LTI T L & HE 1 MmEHEIBIHROHIE 21T 5,

e MUUEIEY A MU 74—, 7T v NIRIZOWTIEA L L IEIRF N ZENOBEENEZNE T
%,

2) BRERIER 1< & 2 5T

e AALPHEITBWTIEA L K E DR, BAERFHAL IS 2 LHEsRIER OB M, B rE) R,
IR MRS REBRAT SRR A, IR . B DM, gt (FIQ, VIQ, PIQ) %17 ), MEWkfE
ErEOHITIiE, MEIRREERBSRERE 217 5 o FIREMREA 1L Wechsler (WISC) 721k €A =Xz Hw
TAT 9o

o ALDIZHB W CTIIBMTL SAE £ CI4E 1 [FAIREME (FIQ, VIQ, PIQ). i X P EFHA:, TE ik
. M. ABRVEPZ E%1T75, $£7:. AMN & L T ORMHBIER O HIOFEIZ oW T
MREAN 7 3l 21T D

s BUWMEHBE YA b u 74—, 77 v IRIZBWT HAEFFIREMRE (FIQ, VIQ, PIQ). B X ”*
HEPM A, BEOME. WA, ABRVEPMCVZ %175, $HRAEZEOH S A a7, ALD-
DRS Z#Hifi 3 %,

3) B £ i & 35

o LALPEREITBWTIFEIROF LV Y b7 v BHEEMRI, EBCT, ODERB L L= a—%1T I,
o ALDIZEB W TIZIAEBMRI % BAff% 2 4E 1% 6 22 A . % DRIFAE 1 BEIFTW., Loes score % #Hii 3™ 2,
MRS 4RI Gd Iz X 28 R o F D S 2,

e BUWEHE YA MU 7 40—, 7T v NIRIZBWTIIEEEIMRI Z4E 12 1 [HiRE T %, REHEILTI,
T2, FlairiE 12 & b TREEALD MRS H T3 2 D238 % LW, Loes score d ALD IZ#E U CFfi
T3,

81, OAREICETS [28 - FHlifER ] & [Smifiaiz i
1) BU & BIE% D% 1T > TV 3168 GEEHIZOITRY)

B4 FRAEHE I RNRESR
HALKZ R AN
R EERERKS WG 74V Y —2u¥E. ALD
ESLECE RS v & — HUHD I4 VY — LR
E SIS MR R S ¢ v & — B ALD (R Ik RE
57 FR R 22 5 B I 74V Y —LJE, ALD
WK EARGLS ALD (Hif§2 1)
NGNS KB 74V YV — hiF
INTON KORIF 74V YV —hiF
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2) EMAAREBIEZTT > TLW SRR (10FIM EORERIER. #RFO)

s FREHE FLENRER
HALR B T4 VY — LR
RSN AR I4 VY =L
R FZ) 1 74 Y Y —L¥H, ALD
EARN-—T e e S 1 RN I 4 Y V=, ALD
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* SHIDLEDiEER TR S 5 iRk G O) L ALBRERRE, REREERERARE,
FEBERF, R, R ER e > X —

13



| JSHCT monograph Vol.71 EMMIBRY T 51> — KXNHERE E2H) |

BH 2. RXNHEBEICEITZDOMODEEEEZTOLLE - #iR

1980 ~904ERIZHEVTIE T A ¥V V' — MIE % S B W THER) i S AR L EIE L L2 -5
7225, 90EMRIRY 2 5 2000 ELUFIC £ DM OB ELIBFESEKICH SN X Ok, Z2hFh
DIEEDOFE & RE#EE LTz Lol % ORERICTEIRD 2 WA AE LS Z EDHEELE T o7,

1. BRWREE
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BBTH2 b DD, EIMMIAEE L LT 2 &L FRHRENDIRBI LWL EDRTE > TWD Z Ll
DELS5TWD (FK3), BBERITRT 2HMPURLEE S WD REH DR b5 T: DEFREN R DI

IR VAL VIEL Rv

BITHER T BEND 2,
I—o v ITBWTIE, BEMAREE EEMMEBEOEMRICE 23 vy 2A&EIEH»
ME2EDXINIBSITE0IZOoVWTUTD X S TfEasnt s nriv,

O25F¥ w1122
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