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COE, [ 3Z0EEMPS) N EZES A K74 2 2019]7%, JEA 5784 B G 1R B
WIIFREHE 7 A4 vV — 20 (7 7 7)) —ima ) ICB§ 2R ANI7eHE ] & H AR R SR 5
SZOWMITOL ETHTENFE LI L ITREZEX LW & TY.

2\ 3 %4 (mucopolysaccharidosis ; MPS)ITHZ T 4 V' — A%FD 12 TH ), HERIZE
WTIEMPS D Tl bHHE O R WEEER T, MPS T BN E - BIETEIR % FRER & 3 55
BTID, MPEED2D, —KEROETRINICEZH T2 LIRS TEH ) THA. K
FE VAR BN SR, BN, BEHEIRORE 7 & & \ZEER, A, BEMICOE S
M, ERREEESFEL T E . KRAEISH L CIEEE i 787 1 (enzyme replacement
therapy ; ERT) & 5 MBS SEH L & L CRERRIGR SN ThET. LA - T,
FREONCBNTELLDRELBIRT 202 ER 5L ENH) £, 2L C, IhHEHE
DRRRFUNZONWTHUE, T BEBRINOOH ) 3

Db &9 2E s 5 MPS TEIOZ WL - (GHICBT 2 B2 T T > RIS CBHEAT
A RITAVHPREL ENZ720, T4V =20 (7 7 7)) —WRaEt) I 5 7R YD
YERC L 72IMPS TT BUESHE 7T 4 R 7 4 > 2017) GE5en) & H AR R R 2B iikeE - 2
WA FTA4 VY RARICEEHET L, BAERRBMREFRIHEROHES - KT, [4
% HEE (MPS)IL BIZSIR AT A K94 2 2019) & LCHATL, BHEREFEEDHAIZBEITT S
ZENTELLHIZWZLFE L.

COHA RTA4 2IEMinds DFFEIC L o THER SN TWES. MPS AN R L7z L9
WHiAEETH Y, FEBBSID VIO REZ A E D Minds DFEIZ L DIER STV
T2, =TT ADL LR VEIBRIZB W TIZEMROBEEBRICES CER(mF 28— b4
E=d V)PP ENTHET. LeLAads, TXF AN M F Yo F VIREEREE R H M
ROBRAENR-ZAIHRHEENTETOT, EBREOEEBTIIAEHTHL I L 2imHH L7
WEEWE T

R F LD, AHA FIA ORISR SR EVZ&EF L9414 ) —
295 (7 7 7)) — e E) (BT A AR P Se I O iR Fes oA, [RIBFZEEE MPS 11
BT A R4 MR BERORINEZZER, HARERABEEFXDWIEE - BT
1A NI Y RESZORT MEEE, FAFEFHREOEI Ltz IILO, THIwez
WS L DF LRI T LET.

RITARTA ZDFEMEROBI TRIDZ L2 o TnET

2019 4 5 H&H
H A RACH S 224y
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BHHA ¥4 Y ORI BT oT

2 3 % HEJE (mucopolysaccharidosis ; MPS)II I[N > & — JEfi 7 (Hunter syndrome) 1%, 7
AV —LBETHHA AL —F2- ANV T 77 —POBETEEICL)BIET SH X H#HEH
HBEEIEAOERABEEETT. MEB R ORI L ) EER,
B, BERNCE SN, BIET S LIRS, BREEER, OBAEE, PRRREE R &
ODEHERTELE T, F/2, HELNEMPS &K@ 5%z 505 ETH D, bOEICE
B FEREEE XS 53,000 A47-0 1 AEHEI SN TWE .

JE A S B A R TR RS BOR R S A vV — 29K (7 7 7 ) —mE & 8) I 5
B ] (WFFefCEH BiEsE) Tk, 94V — A% 31 KA, ALD, }*VFFT v —24
FROBEHA N4 MERFEO—HE LT, FHR27EE 6 HOMSHEIIBWTHRILEZ
et (S B EHREMIEL v ¥ —) &% MPS T RIS A 74 MMEREBSOTAERICHKA
L, KB OEME 12 %BICHE - fELTE, VAT7~374v 7L Ea—(SREER, #H4F%
HELTMboTw/iz22&, [Minds BT A 74 YMEROTF51 & 2014 ] (LLF, Minds) 12
IRENTFPCED L, DAEWO MPS TR OZBHEAT A ¥5 4 T 5[4 3% HE (MPS)
AR T A K54 2 2017) GEatin. SRFFEHE R — 2= I2CARPR) ] 28 14 6 » H
OFEAEDPITTIER LT L. BAA4 K4 v oFfTHME, FERicio s, R
BFRFICEDERSNHEREE S LICBE LEREE YR, BRI BIT 2 BEERED
HIWHE D 128 LTHEZBIIBEIL T2 28T, MPS TR E w9 IEOMHE
b, Minds DTFEICHI > TSI A R4 2 BT 52 L, Tk, EREDL7R &9
SEHME, BENLINALWVWEZAEH D F LA, WHELZH,E D) Minds ORISR £9
B FE L7

Al FWAA P74 VFHRERRBEEFRIILLDFREFELELRET, BndFziclfa
I LHEE (MPS) LB A BS54 2 2019) & LCEEICERZLICRVELE. [23%
HEAE (MPS)II RIZSIE A A KT 4 ¥ 2017 b NEOETIZH ) FHAD, L 0L DkES
WCMPSTT Bl Z 1> T2 AR Z -2 L 2 REE L BwE T

BRI, AHA FIAVOER A TEL TV 72 W72 B3t MPS A A KT 4
BB SORINEZREE, FREAICB LM TIRD V27207 H ARG RACH R
FEOIHEEHERE, BWHLE  BEIA K54V RESORN WEREE, T AEE
ZHEE, RREEAZEE FHEREOMI HEAEZ IO, £ OFRIEHP L LT
E

RKITA RTA P, BRSHIHEDL 2EIRIBER, SO BREDILAET, RHFEHE
HEOHADBEIIEDZ L #AENT- LTS,

2019 4 5 H&H
JE A 5 A8 A R B BRI g S 3
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2 3 2 BEJE (mucopolysaccharidosis ; MPS)II #liL, J 4 V' —LBED 1 D TH D
A A% — b 2- ANT 7 ¥ —E¥OERHREPHERET, MENICETHEOT IV~ S
CHRER & AT SRR E D) A T SHEO BMBIFEFEDE U, € O RE R O NER A3 R
ICEEINLETHERETH L. ENO/NBIIIFIET 2714V V' — ARD % 0> Tl
DBHEPFHVEETH 5.

MPS II B O E#HE, 84 OIERISHHIS L 72/ HER S & REfEZR 12 A Aok — b 2-
ANT 7 E—YEMETHIEEFENE LEBEREEICS T ONE. BEOREEE
L C, B3 1l 7C 9 1 (enzyme replacement therapy ; ERT) & 15 M # ML BRI H 5.
ERT &, #HAMLL/2A4 A0t —b2- AVT7 75 —Y &A1 A SEEET 5 ERET
D, EMBEMEBEEIE, A Xaf—bF2- ANVT 75 —PEEE - SWTE M1
* BEOERMNICAEE S, BEEZICH L TEFNICA A0t —F2- AVT 75—
YaRMAET 52 LR BN E LIIHRETH 5.

HSET MPS IT B3 2 BER A DK S R ER L 2 > TH 5 10 FLL EDS
L CTwa, i, % OEFTIIHCKDAED S bAETOKEE TIZ 3~ 54
PT LN, MPS 11 BNIK 3 2 BER A O 513 KO O AGED H 9 1 4F &\ ) Fifl
DAY — FTRRBI N, iU, EATTEIE O KRG H M ERET I BT,
EINTH - 2GR TH T, Wok CEE S 7245 I AHERE RGOSR KO X
AKRHEETHZ EBESEICHOONZ LICE D, YL L TER 2 A0
JEAE 57 B A O WY 20 6P X 0 RIKGEASEHL L 72, BIfE, ERT 1& MPS 11 B
T OGRS L THRMICHW STV S, EINTIEBAE 120 %L EOEE
ERT 217 CWAZ ¢t 8dHY, ERT IZOWTIE, 2R E &L LICFDOIRR D KEICH
Mo TETWwA, —7, EIMEMEAELIL H2SETIL ERT KGR S L5 LUl
MHMPS I EIOGHEE LTEAFL TS, Lo L, MFRAYICIEE s i a1
b E SN BEDL , BB ORN G L RFICOWTIE, FHlICiT 2 9 2
L HEVOPBUIRTH 5.

Dl ébasngz, ZEOEBEIAVELLVXNVOMERSNEELZZITHNL
2 LA aZH8E MPS) ISR T A K54 ¥ 2017 Ve % 47 - 72, TR IZ 1%
Minds D FHEICHER L TEF Y AL NV OE WG ZEHR L TER LY, 7Y
A LNV DEGER A 70 3 RIS D W CURIR I SRS AEEE 3 O B P ZRAAERL
ZERIIMboTWE &, BEMEOKRBIEICER(ZFA— FE=F V) b+
SRCRMEL 72, ZORER, 2 DORL DIHFEEORR & BRI A BEZEHE L 72 AsE
DEFEBGIA LN TG Y ADENT2HA T4 v eeoiz, WAL RTA V358K
%, MWIZEHE & 0 &EO/NBREGZ 2 S EEEAT S, F 72U O R — A —
VTORMAENTVAE. L2Lahs, INETHTE2EALWV]IEW)FEIZIZD
72ZBHIENTE ol Al HAERRFEEFRZLOWHBOL &, FRHFE



%729 A CIL aZHEMPS) U BEAA K542 2019] & LT RS E
W&, XD ELORBHFEOERIAMSING Z L2 IFEL 72w
KITAFTAVHMPS O L) BBHAVEEONA 74 MEBICB 570 by
AN b 2T 5.
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BRTA FFA4 YOVERBEICELT

1 {ERiAEt

KA RTA 2T, WIOIZEMN 7% BEEA T (enzyme replacement therapy ; ERT) &
FEMFHIRERED 2 ) v FEFT XY v MIOWTEN, RIZERT & & IR O R 3#
g nl - FEHERINCRFT T 2720027 ) = AV T AF 3 (CQ) kikE L, BEERR
DYATITA Y7 LEa2—(SR)THELNIZZET Y AfkE TX 28— M F E=F V(12
HOE, 4O CQITHT HHESEL, HEFEDOIR S B X UM ZVER L 72

2 HEROIER

KITART A4 TlE, MPS I BUCH 3 B ICET 5 2 DOHHEIZOWT 16 O CQ % ik
EL(RD, TETYAOE(R2) BILUHEROME (R3I)IZOWT, [Minds ZHTA F 7
A ERDTFH| & 2014 N12EEDWCTHHE L 72,

JUZAIIIRFaY (CQ) —E

CcQl BSOS (BRT) ([CKD, SHTBSEFUET D ?

CQ2 FeRfmFoE A (ERT) (KD, MFIRMEEEIFNET 2D ?

CQ3 7oA (ERT) [CRD, EmFRIGUET DN ?

CQ4-1 | BREREL (ERT) [CKD, BROBEUEFHEIT DN ?
Esm7oEeE (ERT) OsHE | CQ42 | BRMIEE (ERT) (CRD. BIERERIFAET SN ?

CQ5-1 | BEERMFEE (ERT) (CKD, DWEEERIET 2D ?
BERMFEL (ERT) (KD, DREEDNEDET FHN 8

Q32 yzme
s | BFEMAME BRD [CED, PEMEREONECEFHD
TR B ?

CcQ7 EMeEFARBEICKD, HTESEEITdn ?

CQ38 EMEFMIRBMEICKD, HREEDETIIFHTEDD ?

CQ9 EMEFMIRBEICKD, EmTPRITHUETEON?

CQ 10-1 | EMeEpflREEICLD, BROBUIFHEIT DN ?

S M R B DT CQ 102 | EMEMIEBMEICKD, BEEERIFHIET DD ?

CQ11-1 | EMeERMMIRMEIC LD, DHEEEFIET D h ?
EMEHEBEICKD, DRREDNUESOETFHDTREEED

CQ11-2 .
EMSMBIEICED, SRR OB E DET T TS
QB zme

vill
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B (4) MROIEEEICHZEDEIED G D

c (39 EROYEENEICH T DIEIEIFIREN TH D

D (£THHL) WROEEMENFE A ETRETEFN
#ROBE

1 (BUHESR) [RigT D] Ffeld [RELEV] CEZHETD
2 (L) [T D] Feld IEELEWV] CEZRETD
2N EB5EBHVREN

3 FREB

DURLEE - BT A FIA Y REEEHOETH ARERABRELENICB T 5 HEIT
T o TiT-o 72,

1) HAERRBEEFZSFHRNSWEEDS L IH1 K714 2 F i

2) Wi - BENA FTA P RESTHER

3) BIEER, HEMSEE T L oREEEE A MEIEKEE

4) TEHAKNTHER

5) FEKR—LAR=VIZTRTY vy aRX s RS

6) ZHE, EIZBE®D 3% THHEKG

7)) HFESEHE KR

4 FER

RN 20162018 EFEICY /) 7 4 R SH 2O A aZE N O AR 7 ) —= 0 7
B3 2 Zatige 2 = T 7z, FIESH BRI E)ICE B SN TV 5.

BINRZDT v 2 AMG #:B L O 7 1 #halatt & FIZRHIBCIRREIC B 5 28, B
ERTFHOMERIZIE D, FlasHCEMBE XA L, BUE R ORI RS EZ B S ~TFiht
EEITo 7.

INEE LB ) 7 4 R LRI BCIRREIZ & % 78, BN & S ORERIZE ©
FlEAHBCE B E A AT L, e OF S SR ES~FHRE 2 1To 7.
KAGETWAS 2 7 1 MRStk & FIZRMBCIRREIZ & 2 A%, B & A TFHEOMRICE D, F)
A CEEHE 2 ST L, P iis OGS E BB S~TRh & 2175 72.
fib, BVEKZE, SR BRICHIRTREFGRAKIL 2,

[ vii
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viii ||

RKITA FTA4 VZEERBSGC BT B EREEDBEOYT R— b e b0+ 0T
HY, KIAFTA YOI LHICHRET DO TRV, HRLDOL L F
AN= b FEZF V2L BLDTH Y, FEBEOHIKIZIE, HEROBRMPE 7 - -l I 2
e EOBEREZHER L2 2T, He0BER, EEfZORIIIG D THRE L TWizZ& 7
v,

DFENRAA FT A VI3l 2 DFEBNIK T 2BHOBE LK T 2 DO TIE AL, B
EIH  FTEREDFBELREINHE L TRET AL L, ZOBOZBE L L TR
LTW5.

Stk W7o WEE, TETVAQAIICLD, Z0BEORmBT A FI4 VICEHS
NTWZEZFFL TS,



VERR LR

Ofesk | BFREXRRHAERFRZMEE - 2BN( RS VRER

ZER

BIZER
(AR

N

SRR 73
TR

B RERRFIREE NER - 7 LR #%

FREFBEE G R ATE TR RN R R AR Bl
e B AR A e R S R e R /N R RE 2 B3

ORI | EEHERHAREBEBRITAER
[S4VY—LR(T7TVU—RI0) ICET ZREMRZI

RiEE

() 47

%

FURERERER R YIR

G

OMARIHRE 1 LIZHEMPS) I BB A RS A VEREES

ZER

IZ&R

Ho|

L i1y

KA+

EN R BERMIEE Y —F 4 V=LKt ¥ —

PRV EER R SRR A E Y & & — B {5 HREEE

op

YAFTIT4wIULUEI1—(SR)EE

(Tt )

HMERE
(Fi+E0)

AEST
/IRIEA
fRHATT

T —

g e—
IR F o
BhE 33
FARHEZ
RN )
KRR IE
S NE

B ERF RSN E
HEE SRR R N AR
N NN Y

AL HNEE - WEH 2 ) = v 7 (BT RS — AR T T b
WEF Y~ & — M ES R

FHE R R A

EN R EREIIE - v & — B RS

WIS R R R B R =

e B R ASA R SRR R A O R Je b 7 & > & —

AU RO AR R A R — 7 22

R YNE SR I8 S i R A

NBERREEE AT E R AT SIS R ZEfER / 17 /N

[ix



x|

LJZHEE(MPS) NBIZZ2EHA RSA 2 2019

CONTENTS
0 i
B N A A L N Y e G R R R R R - iii
BIRETA R T4V ORREEIZ I Tz ettt ittt -iv
ST A R T A OVERITIEENTBI LT v v teeeeeeaeaeaaeeeeeaanns vi
VN I BN A BV ) sl /D) =y~ R R R R R R R PR R R R R RREE viii
I P ix

I EERWFEA (ERT) SISMEFMHRBEDOXAUY b - TXAUY b
(BREE) [TDUNT v 2

I AEICETSIVU-AILIIAFI(CQ)

CcQl BEREFEOEA (ERT) [CKD, BHITEZFLET DD ? -oovvvveeeeeeiiiiinnnnn 4
CcQ2 FESRMFEOA (ERT) [CKRD, MFIRFEREIFCIE T DM 2 cvvvvrreeeeeeiiiinnnnn 5
CQ3 BERETEOA (ERT) [CKRD, EMmTRIFTUET DD ? s 6
CQ4-1 EFMAEEERDICKD, BROBMUIFET DM ? crvrrrr 7
CQ4-2 EERMIEA(ERT)ICKRD, BIEMERIICIE T DN P vrreerrrrreeieeee 8
CQ5-1 EERMITEIA(ERT)ICKRD, IDBEREIFCUE T DD 2 cvvvrrrrrreeeeeeeeiieeee 9

CQ52 EEHRMITEUA(ERT)ICKD, DRBEDEPETFNEREEEDD ? -+ 10
CQ6 BERMICEOL (ERT) ([CK D, FRAEHEAEIR D EPE T PN RS S D ?

............................................................................ 11
CcQ7 EMEFARBIBEICKD, HITREIILE T DD ? crrrrrrrrrrrrreiiiiin 12
CcQs EMEFARBIBICKD, HIREEDETIEI T TEDD P roereeeeeeenn 13
CQ9 IEMEFREFBEIBICKD, EmTRIFLE T DM ? covvvrrrreeeiiiiin 14
CQ10-1 EMFHIEIBIEICKID, BROMUIFLET DN P coovvrrrreeenn 15
CQ10-2 SMEFMIRBAEICKD, BEENERIFCIET DDNP -vvvvrrvrrrreieeeeeien 16
CQ11-1 SMMEMRBBICKRD, DEREIFCIET DN - vvovrrrerariiieieen 17
CQ 112 EMEFRBIEICKD, DRBREDUEPE TP EREEDN? - - - 18
CQ12 SMFMIEBIEICKD, HIRMEHREROEDE T TN IEEEDD ?

............................................................................ ]9

g Imym ............................................................................. 20

"\ggg- .................................................................................... 22

’?@?6 | .................................................................................... 23



- EEZEM AL (ERT) L5 mesMRBHED
Xy e FX)yR(EREE) ICDUWVT




BEATREE(ERT) e NS EIBHE
DAYk » FAYIIEEE) DT

1¥ 4 70 (enzyme replacement therapy ; ERT) X5 Wi HEE L 723 XTD 4
I % B E (mucopolysaccharidosis ; MPS) & IZH 6 IZBIG T X LHMETH 5.
INEND ) =N T ZAF 3 ¥ (CQUINT IR TRIBS 2%, AHITH
HE, (OHIARRE 22 & O L BRI D72 D EERIER OUGE I — BRI R G OENL T &
PHESIN TS, oL, &5 SNBERITERN TN o - 1H
KY 20T, B 1IEOLHIC & AFIRNES & — LDz T 5 50D
%, KETIX, BETOHS (Home Infusion) 73K LTV A 725, bHAETIZLE K
LTwiwzzd, BEIdHE 1 MR OHRG %2 5 720158k L2 T d % 57,
ZFOEMBITDR v, S50, BHEY V70 X)) hEaTFbaE i iveg
Mz @l T 52 LIETERWVOT, MPS ITEEE DK 70 % (580 5 FEthss &z
R RATRER 0 T 2RI RS IR C & v, 70, EEMOMBRFAR
EETHEFIIBVTL, A X0 %=} 2- ANVT 78 =BT 2 H0AED B
THIEIED, BEFROGIREERFEDHH S TRIERPIFRET E 2V
BB 5.

—7J7, EIMEBHEBHEIZOWTIE, TEF Y ADOBVR XD L, RENE
2DV THEER 2 #5F X N 225, MPS TRUZ B W CR™ Y 1 & RO A )
ERT £ ) b EIFTH2" 2 L&, BERIGIC ERT 1245 5 2 W IR IS
T&LEHEMES NG, F72, BERT LITEL D, AFHEERR CMERITREIRIC
T HEENRDLDLEEILERNTE 20 LIENSND. T, HIEKROM
Fa 2SI BE T 288 2 CIMICERE L, 3707 ) TELTEETAHILIZLD,
I ORI 7)) 7B IR 2 G T 2 -0 L ER BN TWAS, Lad,
15 MM N DS ) L 7235 & 3k fe i 2 R DSEAFF T & 5 DT, ERT IZAH
NLHEOMBENAEE 2D, UL, BHEPWREZ Fh—050T LbADO05
HBIFTE RN E, EFEOBMREEOMS EGRIZE D, SEHER AT
WAL TW505, MBIt ) AL 08 TSI & ) #AE
MERC A2 SO EELRERSE 2T EEYH L L2 EET HULEND
5.
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al

BEICEAIIIZVZANVIIR
F3a(CQ)

By &AL (ERT) 0¥
CQ1 | BRBFWEERTICKD, STBEERETZN?

HER

ERT (& 6 DESTEMZLER TSI ED S, HITEEDERENTE FEIREIN
THEECHD (HREDERE 1, TETVADRE A)

)

6 3 MHAATH B DL 2 1L, ERT I X ) BIEN MBS iR % & & L BERE -
IR RE DR T AN TRI CE B 2 L e EHiA OBEHDEG LT 5. 6 40 MSATH
BEoUElE, SMTREOERFHORIEL L TR EURIBIETH 505, T2
JREEDSTHEAT L HEEM 22 AT EE 2 BE SO W TEEHIEC & v, BIZARITHS
AU RE 7 BB DY ERT THATW RIS 2 B BNIREBR LI L AL WEEZOEND D
C, ERT THATHEEAHE T X ZEMIE, FAELT 2 LIATIC B AT ] BET
HolBEICRESINS.

6 73 P AT B ME 0 5FAM 2 i L 727 CIC D W Cal I 5. BEREAI A 721 X
VIV T 2 — ZADiEEE L CHER S N8 ITHEREY TiE, 12 A0EE TRE
AAL e 3UER (randomized controlled trial ; RCT) 28 E Jii X 41, % 5-BA4G 48 B2 12
48 A — MVOEEOHFITHEEOIER (p<0.0001) 23 E T A, 4 /I AR
BRClE, MPSIITUEE 906 Bl axt G & L CEMMEIN, 14FKI2T T LREEIZHE
LT 37 A — MVOKRTHEEOAEOIER (p=0,013) 2580 Sz HANESE
R2ANICEBF =T FOVERERTIE, 1 EH T 545 X — MVOIEED AR S 7z,
85 T/ AHFRBR DO IE R ABRIC B WL, 3EMOF T 5 HRATHEEO L K AL
EhTwa?.



BEICETE7Y=ALIIRFa(CQ)

B R TTRE (ERT) O ¥

CQ 2 | B=@mmEi(ERT)ICKD, FIRELEIHETEIH ?
eSS

ERT [Z I IEEEDE TR BB T DT, E—BIRE TNEAEECTHD (HEDHRS
1, TETVADIEE B)

(& 5]

MR E L, SGER EAND ) a4 3 ) 7)1 v (glycosaminoglycan) O EFE 12
&0 PAZEN, R MEONRESE 29 5 60HETH 5. ARIEICKH LT ERT 21T\,
MR REICEA T 289 A — % — % 3Ffli L 725 C1E52H Y, T 72 Cochrane
Review b 2 SN TW3Y, FS+Kar ba— L% {EW/ZRCT Id, ThEnE
I 3B, & VILAHRERY L L Cif bz 2 o0d 5. 7277 L, & VI HHER
ELTIThbN /2 RCT D EZFHEH B IZRF 7)) a7 7)) h o Th Y, kK
BRRIIBIKGHEEH Th o7z, 20720, TET Y ALV OFHIEH /I 3%
B OREGE LT

5 I HARERY OFR L TIEEZ % 3 IS 7. 79 8RB 0.5 mgke DR
BrgE il U IR G 21T o 728 CTh 4. FEFHMEH IXEERI 2 TO
6 7 HIARATIREE & BFVC DEAZEHDOZALTH o /2. FEFHMIEE X 77 R
W2l L CHE RS 2 70 72 (AR p=0.0049, FEHETE p=0.0416). 72721, 6
SrATHLEEE %FVC BB 2 &, 6 R THE o2 LIZ AR CF
B A S N7H (p=0.013), BFVC I FZE L ZILIEBO SN o 72
(p=0.650). EIRZEHEHE CTH 2 FVCIAMETT I REICH L THEZZ1L
%GR 72 (AR p=0.0011, FEARE p=0.0176).

Muenzer 5 12 & 5 2007 EDRHC 135 M HRBRTH 5. 248D T I Ka v
b= VOEELEN 2 EEMRRERTH Y, 24 HLFEIL 48 B F TIETRTIHE
ARG TLF =TI\ VR TH o7, EEFMEH IR 7)) a3 /7
UhrOHREETH ), HRFRGRIZEIKWEFMEEDO 1 2 Th o7z, 1261F 9
BT FEVC OLEZ RO, FHE L THELRUEI R D> 72(p=0.08).

Okuyama 5 12 & % 2010 SE DR L IEH AR AR OB TH 0, HEBEDOAD
Ty T —LWlBRTH S, IREEERIZEI L TIX %FVC, FVC % G Clll %
LTWwa., AEEIRVLOD, %FVC L 15.0 % 3% LT\ 72, FVCI13&1 b7k
LTHho7.

Muenzer 5 12 & % 2011 053134 N HIRBROEEREBRTH Y, 26105
mg/kg A5 T - 72, FEFHMIEH X FVC & 6 75 MABRATHEOZLETH
5. BEVCIE 1 POR Rz REAELRUWHZ I LD o72h, FVCIIR—ZA T 1 »
I LA B UEDRRD bz (p<0.05).

Parini 512 & 5 2015 SEDFH L 1E, 1 DOEHEE D 17 UK 2 EHEED A
DOBILZABRTH L. RO R LML L D HMIETE WD, EoiEddF
DRI o728 LTWA.
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MEICET 32U ANIIZAF 3 (CQ)

B FZ#FE % (ERT) O FF4f
CQ 3 | B=@REE(ERT)ICKD, £HFPREUETZHD?
M

ERT B PR ZET 2D ENC DV TIEFHE CEEL GHEDRHL & 755 SEHILAY
BV (ERDEE 2, TETVRADEE D)

(f&  )

MPS 11 BUEZ 263 5 ERT PG PR EZUET 2 0EPIIOWT, TORE
DD, EMTPHREMFATESL L) L RICIFITA LWV &2 EOMEIZ X
D, AZEATIIHFIEL 2. COMOGmLERDIZVATIT A v 7 L Ea—|Z
BOWTORHIRIDO B % 7 — Z 13BN h - 7.
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BEICETA 7Y ANIIZAF 3 (CQ)

B R TCRE (ERT) O FFH

CQ 4-1 | BR@EFREE(ERT)ICKD, BROMBUFHEITIN?

#2
ERT [FBDIER (BROMBV) Z4ET DAEEEN DD GHERDET 1, TETVAD
8 B)
(g &

Patel 5¥ 1%, MPS I Bl o> H A A\ 3% 44 6 (ERT 26 6, & MM f 4 12 6,
ERT/ 7 ML 6 B, GHBAMARHEHNIL 95 4.5 %) O Bz M % 6%
BletenimE i L, &M, BERT fEATENIEEREGNIZI, 10 7%
DB TIIAEZEICHEDED - 7208 (p<0.01), flHEI213 % 1E % A > 72. Tajima 5°
&, FURHIFI 25 ERT 2 64T L 728 T ERENRM TH > - Lt L Tw
5. Jones 5'1%, ERT % M7 L 72 567 B TIZiGHEHD SDIK FAAEE I 7% <
oz b WA LTWAD. Zuber 51, 6 RIS ERT % fifT L 72 13 HlO K E
EAAHEEE L LR L, BEd o MELTWD.

MPS TIZAZME S 72 < (FLBHD 22 S5 WEL ST L, IEHIC 32 %
S5V 25 9E (dysostosis multiplex) DFT RS X MATR EFED SN DL L9 12% 5. 1K
RIZE L Tid2 ~ 3 CIIBEBREDER 2 /R T 2%, £ OREsIIRES L,
FHEPFEIZIFE A CHREIELT S,

Uo7y 2B L OCERREEOHIREED SHER LT, FLLEWIC ERT %
FiGTIUE, HHBEOFEOMPIIHFHFETE L LEZ o by, FEYDKED
ERT (X, HEOM - BWEZOETIHFICBEAL IS T VHIFTEwEER
515 (BEiMEOUGEIC L 2 AT OFEOMPERDO SN0 Ltk ).
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MEICET 32U ANIIZAF 3 (CQ)

B FZ#FE % (ERT) O FF4f
CQ 4-2 | B=@mFsE(ERT)ICKD, BEEEREIHRET DN ?

HER

ERT DBEEEIR Ze4ET VDN TE TV AFEL. LML, TNETIEWLL
DO DI PREN S, BEFAAR(CEAMEENNE, FFBEBREULEVCEZRU
THD, BHYIC ERT ZBIIA T NS BIETHRODE T ZHNH] T DO BEMEN D & GERDIAS
1, TEFVADEE B)

8l

(&  5X)

MPS I B #3594 % 24 20 H T 7213 36 22 H OBISH TR L 7L 25, T8
FMfiosbiz, TR - B EIED p<0.005 TUE LD D, ZOMo R (5,
F-RAET, TeRAET, MeRAET, MRBIEN, ERIE) TIXZGEIIRRO b N TW v, HE
BOBEFEISEINTES T, HENGORETH L0, TEF Y ADMSIET
D5, GRABEERIIAAZ L, BEOFELR—SIN TV ARnz), N1 T A
) A7 IEEnY.

F =TT OVEBRIC X B 20 DL E O EEE, HEIGERBOEE BV
<, B, B N, EEScomNEEE T4 2 -5 TR Lz A, EEE
Jeih, Az, HERdh, BBIEE, NS OMEL &OWEL RO, fHEtT
WA % RO IREEIEM DA TH - 72 (p=0.031)".

CNOARMITHT T BEFOZE & 7 5 SCHRIT 370D e d R & R B2 siG % B
BEIODDTHY, MEE L THohEEziizLTwawv, Ld>T, €0
HWREOZUET VAL LTOREEEIHFVELS ZVWEEZEZONL. 1272, EIE
FERRERINC & o TR % 7%, BRT 2 &0 BEiFHE S L, HEAEFTO QOL
AIE L7 HEB & AR L TV 5.



BEICETA 7Y ANIIZAF 3 (CQ)

B R TCRE (ERT) O FFH

CQ 5-1 | BRWFTBE(ERT)ICKD, DHRERHEITZN?

HER

ERT NDEREZIE T 2LV DBVIE T VA [FHEL. UL, TNETICHRES
NIEXm D% L |E, SBERRBIIDAEZEDAE S %2 (eft ventricular mass index ; LVMI)
PBXH R (ejection fraction ; EF) DIENVAEE(ICHEXRCIRET D EZRULTHD,
FHAEICK D DEEREDORIENINHEIE NS OB D S (HERDEE 2, TETVAD

3R C)

(7% ]

IhFETIHTbMEz e N A0k — b 2- ANVT 7 ¥ —¥%&H\W7 ERT
O I HRE L ZOEERE 12 BT 21 FEAL v Mo[OHEREO U 1
BIZEINTBHT, FHliD7O SBT3 R BO MR & #E ) 2 ki L %
Wiz 72 BRI R RS BRI O S% & 7 B SCEEV3IG FRT EE ES
A7, BHBEOEENZOMEMEOLEZ b o Tl 21T 720D TH 5.
ZFOHEDL 1L, LTI —HAIZ L Y) LVMI R EF Ol % BB Tk L 72
LOTHY, ZOHREOIEFT Y AL LTOBEMEIES T EIdR WD, BB
trdal s £ 723 D A SNz & LTw a2,

—7J7, T8 AN RV ELEEAEHIETE 2L LTw2 Db
HY, L7 &L ERTIZL D LEEBIZE LVWHEHENRSAONL E V) T LT
FaweEZONL, WO, ZOHEMEE LTIERT #1F 2EHDE
B <, XV EET, BEMHIE o2 EERLS Lz &3
LTBY, RERGEICLD, ) IWRRPHBONLTEREDH 5.
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MEICET 32U ANIIZAF 3 (CQ)

B R TERE (ERT) O 7l
CQ 5-2 | BRERBLE(ERT)ICKD, DRBEOUSOETRHNTMEERDN?
HER

ERT MOREESZIEIT DLV DI IET VRIFEL, INKTITHRES NIZER
DELEMBHCTIEED o2fclE LTS, O TRERIC ERT ZRBE LIHEIICE D
FIREOE TGS NDAIREEIEH DD, TNEZREIFOIETVX(FRENTHS
9, BE(CIH U THEBRMNE EONPRSRDBE (TR T NETH S HREDES
L, IETVADES C)

10 ]

) ST

IhFETIfTbhiEz e P X0tk — b 2- ANVT 7% —¥%H\W7 ERT
D I HRERY & 2 DEERE 1251551 FEA ¥ M OFBIE D |
HEBREENTES T, I VE L 155 % O BTG & #Y) 20 B & & i 2
7B RHE 2 v,

TR T AN ZE & 7% 2 THKIZ VI NS T BE B D%, #nbid
MHBHEOBFENMROREL I L CGGHEiZTo72b D0 ThH 5. ZDIZLALIE
(RSB L T OCAEREOWFEEIAON oL Ty
ZEAR 775 MPS BRE R AR E L72FZEIC BV T (MPS TR 0 A % k)
FELZMRTIERWE LITEEPLE), RIRGHE 21T & O EEE SRR
AeEZPHTEXLLBHNL VI EHEIL TR0 52", Ldi>T, O
FRIEAE (2R 2 BHNEROBEE LT L O HETERWD, ZOEMEIIRNE
Ez2 o, LEIE U THRHEE O BB ICEE T RETH 5.



BEICETA 7Y ANIIZAF 3 (CQ)

B R TCRE (ERT) O 7
CQ 6 | BREFREE(ERT)ICKD, PRGRERDUE LT FHNTEEBZD ?
22

ERT DS RSB A=Y 2 HENC OV THEHHTERL). BMMDFED T
ETYRVEL (H#EDRE 5L, TETYZDRE D)

(7% ]

BRI T 5T F A= M E=F VR T A21HEHE LCUTOL 0N H 5.

MPS 1T & 5 0 R R A B 2 | 2ok 3 2 N R NEE R B 5- DG B T A~ DRI
KT RS & BB ERE T~ ¥ — CUER S N[ BER TR 22 C
WD FEH ORI 1B 9 5 preliminary 2 7 — ¥ AT L. T L D &,
BERIEE N 2 v E#E 2 514 null mutation 7 A 3 5 EAER MPS 11 B # #
(n=10)TlE, K REEREIC L 2 FEFERO Y — 7 13E% 36 ~48 A EH
THhY, Dk, EKTEmE RS, 72, bEPIRERREE S L L E2 0N
b I ALy AER AT HEER MPS I BUEEHE (n=3) TIE, £ 60 7 AEDN
FEEMOY -7 THY, Dk, EKTHEMERL. Lo T, 2OF—5I1C&
% &, BRT \ZHAEHIRR R 5 & O3 S 27\,

E&I}
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MEICET 32U ANIIZAF 3 (CQ)

325 1 8% L5 48 O BF
CQ 7 | Sm#HMrRBiEIckD, HSTRERLUEIZN?

LR
EMEBRRBENSTESZNEITHEVDIET VARFKEUVD, HIEEDEITZ
TR CTEDOIREMFD D HEEDBE FL, TETVADES B)

121

(B 3R]

15 MEH GO FT 2 T 6 77 AT HRAE & 37l L 7213 22w,

L L, BIETATBYISOIR R OHRRE - ifibkRE DL 28R L T2 0T, &l
FEAER I X 0 6 o MIAATHIBED IE R § A W geth i3 T & 5.



BEICETA 7Y ANIIZAF 3 (CQ)

& [ ¥4 Fa 2 4iE O FE il
CQ 8 | EmsrBrRamtElc kD, FIREEDETIEFHTEEH ?

HER

EMEFARBIED T IEEEEEDETZ T VS TEFTVAFEWNAY, HIKRE
EDOETZINHI CEDTEEMILD D HERDEE ITL, TETVADEE B)

;3 ]

MbRE 2 R H & L 72 S el AL O R SCE 2 W o TRl T & 7.
7272, BAME O CHENNREEZWE L2V MIEH-7"Y. Zh
EREBRIICOH ) 9B ETHY, EMFEMLBHOIFREENOR R ZHET
2b50TiE ARV, F25FL LT UTOZFAN—bFEZF 217 5.
TR % 17 72 o 7 REBNIEIE B 252 <, MPRBRREM A 722 & O FE T8 3
ML, TR RVELNTWAS,. 7272, FiI5GE R E (continuous
positive airway pressure ; CPAP) 72 &7 & O BERAG], BRI AL 5 2 fE ] %
BRLCwa, HEe LTE, BB 15 9% (graft versus host disease ; GVHD)
7o ENE E T A IR RE AL T AR D H. L L, AIEIX BIERE
D72 GVHD DI » b U — VEFEFHIZIT) DT, €D &) ZBlII#EHRL T\
U,

E&I}
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MEICET 32U ANIIZAF 3 (CQ)

5250 8% 4RV 4 ) A
CQ 9 | Em#HMRBIEICKID, £EHFREBUETZID?

LR
EMEFHRBED L TR ZET DDEDIC DV TIEFHI CEFL GHRDRM &
IFHELHDEVY) GERDIEE 2, TEFTVADESE B)

(&  5X)

MPS 11 B 5 20§ % @M E O L d FROGFEDRIZOWTIE, 2
DEBEOFHA S EMTFHREMFATE L L) B RTC I TN TR E O
HIZ &) X & AT IEAFTE L 72 e,

200K — MFSED B o 7278, MEEEDS LR WIZOIZFHET & & 2o 72, Kato
S50z XL, bAEICHIT S 55 F1o> MPS 11 BLEF o 75 M f i o
B lE, Overall survival (ZEFE W OALFE) 79.2 %, Event free survival (E
AR MAEFEE, ¥ —MldERE L7ZIRETOATEER) 609 % Tho7z. 414,
Historical Control 7 & DX IR % B2 HE 2179 LEHH 5. Vellodi 5 D 3L
IEBI DD T,

1 MM O & BHE XA BRI H ), SieRAFRIISEE T 51
REMED 5 L Bbh s,
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BEICETA 7Y ANIIZAF 3 (CQ)

i& I 53 4 Ba #2 4 O FE{fh
CQ 10-1 | EmsM@rBMEIckD, SEQBURHETZN?

HER

EMEFHREEEEDER (BROMU) ZiiET dHEMND S (BBLITET VAN
FHEL, ETDOREMNDD) HEDRE 1, TETVADES B)

;3 ]

& MEEHI I A AS MPS I BUEZ OB O E, BEERIZKIZTTHEIZ OV TR
WIS Nmd, SIS CIRIMOATHL. HARNEE 44 B (ERT 26 1, &
MmeEstiafetE 12 6, ERT/ & feEsIafeti 6 6. G RIARAEE L1948 4.5 %)
DRI % 7 A 1) X G E A & B L 72856, el e e i, ERT fafT
BHIIIGHRGN I, 10 ETIEAEBICH RS2 2 7208 (p<0.01), fHEE
23 RIE Do 7Y,

MPS TIIAERKE G 7 < (FLURHD 22 5 B MAEDHEST L, DEHNIZREN %%
ZE S4B JE (dysostosis multiplex) DT LAY X #iAT R ERRO BN A L) 12 5.
FICE LTI, 2~ 3EFE CILEREOER Z/RTH, ZORITEFRITKED
$Ab L, BRI E A CHRENMEIET S,

Dby Ak X OERIREEO HIREED SHER L <, FLLhYE I % i s
fafeti %z i fT 941U, FROMPEHL2HENMEFTELLEZOLNLD, FEY
VB o mer i, FROMO - SWEOMETIIHNIZE L <idd £ ) M
TEBWEEZOLND (MEMEOWHEICL L AP TOHEEOMTIZED NS
b L),

E&I}
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MEICET 32U ANIIZAF 3 (CQ)

i& i 5% 4 AR #2 4iE o i
CQ 10-2 | ismsmpaisislc kD, EEERIRETEIH ?

HE3E
S MR ENREEERZENEIT D EVIBRVIE T VR FHEWVGEEDRS 1,
IETVADESE B)

(&  5X)

BEEIR & $l o 72 SCHk A T 7 <, I RHZ Z L v,

L2 L, B, BN i e % faG 3 AU X B ETIAE O HE4T & Jil 5
BUREMEDSH 545, TAVE TIZBIET B OV TEEIIIC BB L 7253 A7
LV, —F, SIS BALER % % < £25k L 72 itif0 & 1%, BEEGHRIC
RO Bt 2se s L, HE RO QOL 28 LA 72 & 3 B EBI DS EL B S
TWa. JRIC, IBEom@Ettos, #HS, Rt §EBOUE, BiRo%
BENDL L Vo HTHUELROTND.
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BEICETA 7Y ANIIZAF 3 (CQ)

i& I 53 4 Ba #2 4 O FE{fh
CQ 11-1 | ismsMBRIHEIC KD, THEEERHZTDH ?

R
EMEFFRRBENEREZNET DLV DBV IET Y RFEVGHEDREE 1, T
ET 2 AMDEE B)

;3 ]

R T 2 @RHEIRD T % IR Z L v, i) TRINICIBHE 217 -
7o, WROMEIT R CHHREVEIZ S B HS, N R T AR 2 R e v,

B3 2 &R & L C Fesslova &Y DA H 5755, F 2 TORN 5L MPS
BELLPEEINTESLT, ZOHICEDLSSWMPS HEEENEINTWS
PEIRHTH Y, T SRED 7687w, SRRk, [FP94FEHE 7.0 (2.1 ~
8.0 i) D MPS BF |2 Eflufii T o7& 2 A, P55 4FEM (1.5 ~ 7.5 4
M) OBIEWIM T, 6 BINEFEFTHY, ZOLEREIWINAZEALL 7225, %
DRITEE LI ENTEDARTH S, L2 >T, TETFTAELT
DMK, 72720, EREEHT X A— M FE=F U 3dh o7

E&I}
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MEICET 32U ANIIZAF 3 (CQ)

i& i 5% 4 AR #2 4iE o i
CQ 11-2 | Ems@psiElc kD, DABEDRELET RN TLEE L DD ?

LR
EMFMHEBENDABEZNET 2LV DBVIET VR FHEVFEREDRS &
U, IETVZADHEE B)

18

(f&  )

MPS I BB H 2 L CrllB M2 T o728 25, £ OEFT, HifT
HIOIREE & iR U T DAL L F 7213 R A BNz &) G H 5
B, T REET TOMRE DIEFBR TIE R Ww, HRrRoT LTy ALV
=R E /AN

AECET 2 ER IO TR, T o728 LTI Tanaka 52 O
UHDLDARTHL. TOWETIE, [21 610 HA A MPS 1T B #1235 M
NafeRE 24T\, 9.3 £ 35 EMOREMBIRE 21T 072 £ 2 A, LIEFOZALAHE L
F I L fE SN2 ERIE, BT 21 Bl 18 B, KEDIRFT 21 Bl 16 5
ZOFT 21 B 21 B, R TIk 63 Bl S5 BITH Y, FIENIHET 5 L
FEICXT L CAHMTH A JEfERDITTWE. LaL, ZOBITIE, +5o%5tt
TTORNBEDWEN 2 EINTESLT, M REZEOHEEREICENDSHY), &
MEEHBR R O FEM 22 S5 E D AHD 720, ZOMEOIE TV AL NVIEE LI
R,



BEICETA 7Y ANIIZAF 3 (CQ)

15 1§ AR 5 4E ) ¥
CQ 12 | ‘EmEBIABIEICKD, PRSGRERDBELETFHIUTELBREID ?

R
SMEFRREBEDPIRMRERZNE T WV DBVITET VA(FEWLD, FHRE
BITIdaET D EIREMD S D (ERDESE 2, TEFT VY ADRE C)

;3 ]

75 M RS R O AR L 2503 2 R0 2R 2 fE 3 2 ERHIM O TA v 2s, il
1§ & Z6ESFM DB TIThb T 5.

Tanaka 5" O TI1E, FHEE MRIIZ BT 5 6 (5 5 W) IRZELR ISR IR O W%
w17 Bld 9Bl 17 B 4 BICEED S, MiZEHE O#EITEIRIE 17 61
L BICRED H L7z, SREtERE O T IZIERALEED 19 Fldh 12 BICRRD 57z
DI LT, BHEETIZ TR 1B E -7, 2o O FIINEREI TS
DENCRBREAT DN BIIR S 72, Vellodi 5 DG TIE, BRikENAGED
3B 1 B AR 10 2 H T flafe iz 1), 7% 10 2 H TIQ78 & k-
T3, ZOIED, KERTH LD, EfiH O TR bz o THEZRF
EHRLEBLIGOY L, I AL AERT2®6e A T TS 6T,
ERT fif 775 5 i 2 Bl BIT2MA F 5 72012kt L, 5% 8 & T R R0
REEOWEIEON TS, Thbb, PRI 2 & R o)
RIETBETFEROB EBMEERIKET 2RSS ), b x5 F 2725
M LETH 5.

E&I}
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TWwh, FRERZRZENZNOX) v T2 v+ 2 EZHRLZOMREE T 50T 50
BND L. HREOBRIZBNTE, WERBROD LEMICES Y FAE=F v %2k L2
ELEBL TV EN,

F 72, ERT & iSO RARLME N 2 Wik % 72 0121E, #1172 2 GRS AT
ECH D, FRITHEMEERCHRGRITER I T 2 8 RN R EEEOREIIEBTH D,
Uz 3o  FUEM o s Mia e, BREROMENS, MixEgr % @ T X
b &0 & b L - BER A ORSS, BT EEOBEAL EOREEHED L LERD L.

2017 3 A& H
JE A= S5 B8 G T R B S BUR I g S
[F4 V) =29K (7 7 7)) —weEte) 1B 5 5 FAnrse st

L D HEE MPS) T TSR A 94 ERRES
ZEE BLEz (EN LB EEIEY > 7 —)

22



i

51

M X

&
FEREF %15 T8 (GVHD) « v eveeeeenenne 13
A X0 h—b2-ANT 75 —¥
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I L A T vi
F =T TNRIVEER e 4 8
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Egﬁﬁﬁ—'ﬁ,]j( ............................ 8, 16
L L 2
ERHIER (BR) cevvveerecncenenenenninein 9
U TH I )T H Y e 5
J)ZANT TAF a2 (CQ)--vi, 2, 4
R TERE o vvveeermnneee e 10
BT TCIEE: (ERT) »ovvvevreennnenns iv, 2
FUK < ovvvveeeemnnnee e 2
[ = R R 5, 13
= R R R 5, 13
T R R R R RS 7, 15
T A= — et iiiiiiiiiiiiiencnenns 8
&
TR A ERARLVMI) - oeeeeeeeeeeee 9
YAFYT Ay 7 LEa—(SR) il vi
FERE) KB IE (CPAP) « - v veveeeeeeenees 13

B A7 AT e vemvemneneaneene e 4
R v et e e 9
THIEESEAT «+ v e eveemeemeeme e 2
QE ................................ 7 15
AR e eeeene e 2
T K IS TERAT <o vevevemmenenennnns 11
TR e eenenee e 10, 18
SEAA KT A Y eeeemnnneeiinneeeinnn. i
FEBE oo e vi
S FE TR oo 2
oy o S 14
e SRR 6. 14
ARSI e veemeeneeneen Vi 2
e

BB T« 715
BTHITETS e veemeemeeme et 2
R ARRIER <« e e eveemeenenennen 11, 19
B MIRL -« -« v e v e vemeememeneanennnn 19
I8

e 19
Tt T TP 19
(&

INA T ATV AL eeeeneaneaneaneaneaneannn 8
FETEAEW e e eve e 11
BIVERE < v e eveemeemmene e 2
BN URHEFA < v v v vvvvvmmmnnnnnereneeenenn 5
TG AR e 4
) AT 19

[ 23



BRATHERE - v eveeee it 2
D i 4. 12

2 2 HERE (MPS) L EL (N > % — e )
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