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1.1 Infusion reactionMOBEELR T F 74 7F > —RISHEIR T Au]geEHHADT. BRFIC+H
B D TESEMELE L TREZIBL. IZREHFROBRERTRIITHEERZITOZE . FE
ERinfusion reactionPEIRL/=HEICIE. AFDIRSZEBICHIEL. BYIRNEZITOZE. [8.1.

1.2 R EFRBEROHDBEIIRELIHE . BBERIGICKERORMEEBDEISHFIHE
EDHBDDT. FEOREE+DICEREL . BEICSUTEYIGLEZTOZE, [9.1.1808]

2. ZR(ROBHICIIBRELEWVIL)

AEDEAN KL TTFT157F>—av I DBREREOH5HE (8.1, 8.28 5]

3. HHRE-HIR
3.1 #8m
2 EXY LARERSER5ME
TNA7IL(EML)POZE
= IO T7—F ZILT7 (EEFHEERR)P 5mg
BElL U D LKA 13.6mg
UYVBE KRS NUD LA—KAY) 34.5mg
=1 -7/ iR 31.6mg
VIbER—=IL 100mg
MUY ILR— K20 0.5mg

E) F A Z—XNLRI—IIRMIRN SRIE SN D,

3.2 RAIDOMAK

iR 55 & ReSSIN=V-LE Gl

IVl SN SHEBDBAN(EHIHCHBRDR

5.0~5.8

=il 2/0~330mOsM
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6. iEZRURE
EE. TORT7—E PILT77 (EEFEER) LT 1 OFE kg /o) 2meg 81 Bl B d .

7. BERURBICIEET 315

7.1 BRAESEECARULEICRETBILE, TRESEICR S REFBEDREERRLBH SR _E
F EARY FEBNTARI2me/ kg ARSI E 25k © 3.685mILLE. 25kgll E : 4.385RLLE) H
FCEETBTE, [8.1.8.2.14.2.1.14.2. 385]

{AEEEHE 25kgit 25kgil E
HRRE 100mL 250mL
’5RIE~150 3mL/BF emL/BF
15~30% omL/BF 12mL/BF
30~455> 12mL/8% 24mL/BF
45~607> 18mL/8F 36mL/BF
60~75%> 24mL/BF 48mL/bBF
75~907) 30mL/B 60mL/BF
9073 LARE 36mL/BF 72mL/BF

7.2 AEIDIRS(CKYinfusion reaction (F8%. B0\ [BIT. F#. BE 8HEH) " RIBI 2T END D, INSDIER ZE
BB e RS = VR |IZ BN (FEREGER S EDHA CARIRSEEIB30~607F1CAIR 5 T2 & [11.1.1,
17.1.1.17.1.228]
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K BEREZT TN RE5Z—B LU BYREENEE Fie X9 = VE| REGERN I8 B EER
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[8. 1]

9.1.3 BICHREFTHEDFE
AR DOFMENVILES—ILAMER TR SN TER U RN I ER (SN T RIME FAe. BAe%E
PHERINDBZEND' DD,

0.2 BikEElREERE

9.2.1 BREEICEELBEENH5EFE
LUFEEENREUVCBWER U ZL M ZIERE USRI ERL TV,
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9.5 1w
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- IMBRRNA T )V =AFIDESE (ML) /5mL(1 /N4 7 ILDEE)
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14.2.2 N7 )V EREENSEVEL. BRICIFDETHET Do
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TCAFZD > EFALIRRHELIRWT &,

14.2.7 BBONCOES B EJHZY— (RSB 2. IREF B T2 L.

14.3 EFRISHOER

14.3.1 cABBZEIREUICKWVIRTZ Y A R0.2umA >S4 2V J4 )b —Fx@mg bty bzl TARI ZR 59
St

14.3.2 tOEFIEBUEHES A~ TCORKEEAEITDT &




EL5-ERESUERLDOERIZFICOVTIF. 23~27BZTERIZE L,

ERPRRER

r

X1 :ESYL® (TORWT7—E PILT7) DOEEKRER >

MPS IVABBICBIFBEZ VL DREM. BEM. BREZHNT 555 1/248. SHEsRHE.

MOR002 | yois memwnimsten (n=20)°

MPS IVABECHBIFTZEZY LA ORG24 #HET 2MOR-002DEEEEIREL

MORT00 1 g st s R, B RIERAER (n=17)"
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WIORO0S | gatm(n=173)°

SEARBDMPS IVANBEBEICHTIEZI L DREUEENURTHET 255248, 35

MOR007 | s = mipspepratss (n=15)°

MPS IVABBICBITD2AEDOEI Y LA DREMEEBNFEICET 25248, BIERL.

VIORO0S 1 —meigstr Our stz (n=25)°

n =RKIFOEFRE
PES YL CBO 1 1 BOBRSEICEE U,
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AFHER IS AR CFHI S Ncfc s —BENAEAE ABADT —INSETNTLET,
FHLY
EXVAYN(IORIT7Z—E PILT7) DERS LE3HHER THDMOR-0041F MPSEERICHFBERTDH

e R M ST DIRIEE T TRADFIATHIE T2’ MOR-005F. MPS VA BEICBIFIEZIL®
DOERAFMME L2z HD I DERIR CTH o2 (10),.

BEDOFANDEEIE 6MWTICKUFHIES NIz, CDT AMIMPS IVAREBDTRBERRASITANCH DT
ENRHENTND

10 : MOR-004/00558& DT+ >>>°

N—2S5 4 (ERSOER7ELR) MOR-004
1:1:1DO\ERIE

ESYL®
(TORWT7Z7—E PILT7)

n=58
2mg/kg/58 MOR-005

AIOV—==00" E=IJL® n=59 ERAGRICEF
(RS54 VDERI4BLUA) 2mg/kg/FaiE

7Stk n=59
N—=RZ1Y Week 24
MOR-004 MOR-005
COEERE. ZEER. SRR, F3BEBAREERTIE. MOR-005TI&. &511736Ih' T DIERHERICEERL. 2mg/kg/E
MPS IVAEE 1 76HlE/RELT. ES I L DRSETMMED R(F2mg/kg/FEDE =Y L DIRS5 %% (F 1. MOR-004D
SNz (B10) 35, Week 24DFERNMAFIUREE. 2610 2mg/kg/BICINE R
5N135,
=
* MPS IVABE(CH T BIFAF (6MWTIC KW EFHT) Dt I=
DV T . ESYL EFSREHBETHTET %36, o MPS IVARE(CHIF32mg/kg/BRU2mg/kg/REED
EEYLBRESORBRESN BN ETHET 5T L35,
R
o 3D RIRMEERFEREAER BMSCT) [CH1F D1 9L D _ERRSER R
HITOVWT . ESY L ETSRELESHTET %3¢, ° ﬁﬁt%-ﬁ@'x%ﬁ‘%&ﬁ@ﬁtﬁw?—t—(:iﬁ?%i?ﬂﬁﬁ%
o REKSBEDEFICONT . ESYL EFS R EHBEHE DESY L ZSORMIPEEFEHT 5%
B3, o FE2ABOESYLA"BREROBSLREDEEICELD
SRHESHET BT L35,
=&
o BIRMIRS SNIEESY L DEYENRE/NS X —IEAET
%36,

° MPS IVABREDIFIRFEEE FEEREBEDN—25 1 V&t
BUcWeek 240 _EFZE(ICKV5THT) Zi8E S BERICDL
T.ESIYL ETSSERELEEHET 534,

6. FiENUHE
BE IOV T7—E PILT7 EBEFEER) CUT 103FE1kgdh e 2mgziB 1 O, s 9 2.




NR—254 VFCOMWT T30M~325mZES{T9 2T EN TEeBENHBICERINLESYLAY(TO
2 T7—E PILT7) DERS JLHBRDEE 176619, 82% (n=145) (CHEHEREERDKREN 5212, 52% (n
=91) [CERDZETE. 31% (N=54) [CEREBEIE. 22% (n=38) [CREIENEEM. 22% (n=39) [LBEDEEFIT.
20% (n=35) |[CRAEREN B ofc. BEIFI DD SEIC(1:1:1 T BRI NIZ,

? BEEICHITDEROMWTD R4~ 16F DEFEEF470~664m, fZERAE500~580m

1. ESYL® 2mg/kg/iB(n=58)
2. E=IL® 2mg/kg/ B, BT S EmEA (n=59)
3. E24BR S (n=59)
FEMHIES L. Week 24(CHBIFB6MWTOHTIHEEDN—R 54 U HBDZELESSERELRUIZHD
TH-oTz. BIRMEHEIER (F. Week 24(CBFB3MSCTERIKSEEDR—I 54 UHhBDZEL Tz,

AERAEFRR27BEBTHY. ZDOIE3BBETHRIV—ZV T ER—R 54 Vi, 24BEHIR ST
Hofc. BE EREBEEEL. RiEMERBEF. HBROSB(CHIc  &REENDT T I2F T /RSEANDEY
STIOVTERIEESNT WV c IERY S VEDORHREND 2 H1[CH U THTh Nz, A DRIRE(FBEREE
EEIDFRE(CKUHFT N0,

PREFANIT AN OMWTEIMSCT, 20T D) A\ ATU—ZV I RU/RER—AS5A V& Week 12,
Week 24 (XIFRHABSEIF DR ETVINS BB (SITHhNIz [RPKSET L7 F Z /B R DRIEEE,
TEFEEREADIBIREN NRN—X514>  Week 2, Week 4NUZD%ABEBE (XIFETVHS TERBLIA)
(SIS Nz, FFIREEEE B N—2 51 > Week 24K ORISR 1 ERILAICTH S N>

IRTCOFBRIFITTERCDOWVWTET 2SRRI,

RN—=2 54 VDAOFET 2R/ GERRMEETEEET

COFRETIF. ESVLDZEMEEPIUIBLVADRSH 20U EE T 2EM TIHHS N BEDEEH
(F5~57mDEE TH o2 (R12)° "= 54 VD AOFEHZ ISP Z DOIFHICIE RSB TERD
HBDRIE S EH o120 REEI DGR (F IR SR CEERICO U MPS IVAEEHRER T 2 EENRIVIREE
ERBRL TV e, SRTDRSENFELIOS WV IREBE TR ERZER U (85F:96.8%~99.2%) . (D51 Bk
[FEZM T —I DRIBEHN DT HUNEL GELEICEES N BB EE Rt _E5RRFRLEBR TH D%




BEBENSVADEN LEREDZERIRT DD TH S

R12: R—2 54 VDOAOGEHL2HSY (TTER) >

\/I‘I\‘AIHZII\”AF

ESIL®

STUR

5K (n=59) (Inii)br:;/;;g:xjy) I:“E’J“L\fni.ggg/kgliﬂ
(n=59)
ERIFOER (R)
TE(SD) 15.0 (11.3) 153 (10.8) 13.1 (8.1)
thiRE 11.9 12.0 1.1
EER- PN 5,57 5, 49 5, 42
FnEH (%) °
5-11 30 (50.8%) 31 (52.5%) 32 (55.2%)
12-18 15 (25.4%) 16 (27.1%) 16 (27.6%)
219 14 (23.7%) 12 (20.3%) 10 (17.2%)
4R
o 32 (54.2%) 25 (42.4%) 32 (55.2%)
7 27 (45.8%) 34 (57.6%) 26 (44.8%)
A&
FOTH 11 (18.6%) 15 (25.4%) 14 (24.1%)
FASRTTR L oow 2 (3.4%) 2 (3.4%)
B 44 (74.6%) 35 (59.3%) 36 (62.1%)
Z ot 4 (6.8%) 7 (11.9%) 6 (10.3%)
K&
EAN=IRIE | 13 22.0%) 16 (27.1%) 9 (15.5%)

EZINZWIRN (&
TR

46 (78.0%)

43 (72.9%)

49 (84.5%)

B35 | qow=FEil. SD=1R#(m=E
‘BRIEF
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JeBEICI1E. 2mg/kg/BDR 572 24BRZF 1123 T 22.5 m(P=0.0174) DIENBHS N (E11)%

ITTED 176600, 175%11(99.4%) h'stB =T L. 161 (0.6%) 12131 BIDRSHEICHEE U,
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\VIMIZIM,
(elosulfase alfa)

SRRHEETIR
®14: T2 (FE-1FH=N) BHEHRIEB CH TSI AN (T ORI T7—T 7ILT7) DELEDEL>C

SHEIER | N (SR ESYL®) F151E (CI)
6MWT | = (59:58) 22.46 (4.01, 40.91)
3MSCT — . (59:58) 1.14 (-2.14, 4.43)
FET ' » (59:58) 42.50 (-14.91, 99.91)
FEV1 : = (59:58) 1.85 (-5.52, 9.17)
FIvC = (59:58) -2.59 (-65.66, 60.48)
FVC T (59:58) 3.26 (-3.13, 9.64)
MVV : = (59:58) 1031 (-1.79, 22.42)
RRE : O (40:44) 0.39 (-0.08, 0.87)
BROZ-score : = (40:44) 0.14 (-0.03, 0.31)
MPS HAQA §i& — (58:57) 0.85 (-1.14, 2.85)
MPS HAQETEfHE —= (59:57) 0.26 (0.28, 0.80)
MPS HAQEIL T4 7 - (59:57) -0.07 (-0.47, 0.33)
4 3 2 1 0 1 2 3 4 s

& [

T FStEROBHEL E'S Y LCDEHEL
SEICKWEEBE(EEINIAENR

855 FET=51FRb5/M., FEV1 =1 RASNHFRE. FIVC=83HRTHEE. FVC=57
58 HAQ=ZREHMEERR

FEEREFOMWTOREICULNEROSNIBH S hY ES Y L D3RR TRV S NITRERNS
MEEHEER DAETEFLLEEN RSN

o VITNEMETNERICIFTELRH ofcH [FLAEDEIR ZRFHBIEE TS tm7Z A2 LEHELLED
BonzC i3 BEERLSEHICNT LY LA DERIBENRERLTND,

RZEHEDIER

AEI2mg/kg/BEE TIF58BId42BIICBIERNERH SNz, 2mg/kg/BEF CROS NI EREIERE. FHEh
1961 (32.8%) . IR0t 1841 (31.0%) . 58581561 (25.9%) R OZEN 445 (24.1%) T iz, Infusion reactionld
3841 (65.5%) [C5R$HSN e,




EYENRE/NTIA—SF EZIL® 2mg/kg/B222B/EHES SNMPS IVAEE 236 DERFRFERICH N T
SIS Nz (R13)° BEDFEHIFS~4 1 HOEBE Toolz (5~11581 16 12~175%6%1. 18~41556%1)

COEYEREABOFELRRBRE TELDEBITH B
® AUC, MU Cpro, DFIIEIF. Week 22ZR— 54V EHEBRU T, ZNZTN2.8M8. 2.9 (HE LI,
o HRHA (L) DFIBEIF NR—=ZSA4 2 D7.523m5Week 22MD35.973(CHER LT,

+ 13 BYERE/INS X—9 3

SEEIRE/ 5 X~ e (G0) T (D)
AUCo: (min X ug/mL) ° 23(,%:(;8)0) 57(l<|:(§;)6)
Crmax (ug/mL) © 1'4(9,\];%334) 4%322)4)
CL (mL/min/kg) ° 10(',(3,z<§'27)3) 7'O?N(=123é?) e
t, (min) | 7%,3@? Sg) 35'(9N(=2115'?) e

Tovse (min) ¢ 17&,:(?2')3) 2%:(38')8)
Vass (mL/kg) " 39&3146)’) | 65O(N(l§g)2 .

PIORNWT7—E PILT7 DEYERE/NS X — I FBE 236 ERNREVTFHES NIc. LD LA BIIER—R 51 TREZZ(F I FID15llEWeek 22T
REZEZFeh ol

® AUC, ~B5RI0N SBEE B T AERKET mE CO MR -TSRIIR s

¢ Cro=RAlIRBMERRRE

I CL=EIRMIR S B DFRIDLHTIVT SV

¢N=20

"ty =HRHEHER

E Tra=REOD SERE MR PRER COISE

"V =ERIRIEICH I D RNT LODREHE

"N=14




\VIMIZIM,
(elosulfase alfa)

TR

{ERER

MPS IVAIZ. GAGDEILICEES T 2EERSA VY — LABER CHDGANSEZRDELHNRIBOBRELTE
U%% MPS IVATIF. GALNSESRDRIBD=H. GAGDEEB THDKSECOSHEEDMIED S (VY —ATdY
IN=hXUNCEBRET 2% COBFEICKY. [LEF R - 18- EES OBEERESEN B/ 5T NS’ MPS IVADIRE(C
HDEFNANZXAICEET ZHMIC DNV TIF ABIZEDP.3~22(T7R T

ESVANTORILTZ7—T ZILT7)E SV Y —AICEAZTNDAREDGALNSESZ ZIRH L. GAG
BEBEDKSECOSDEZENIE R EZENET S (K15)°MIEOSAVY—LANDIORT7—E 7L
T7OBIAIHE. TORIT7—E FILT7DOR ) —R-6-UVEsKinA U IREEN Y/ —R-6-UVBESH
FHITHET DT ECRIPNEINS,

FROBEREDRRAZ R ETDEERETTILHA RV EH. TAORIVT7—C ZIL T 7 DEIEEM(IE 26D
MPS IVAEEHSIFE Uz MIES iaE BV CEHlS Nz MPS IVABZEOESMRIC TOX)L 77—
PILIFERETBE. S5V — LADEEKSOBMEMMIENSDIUTF S ANERIN,




E=ILAY(TORILTF— ZILT7) EMPS IVAICH T DHIHEAEREE LT B,
E15: =Y LCOIERRE’

MPS IVADFERA IS . EERGS AV GALNSIZGAGOE(LICEIS T %, MPS IVAT (&, GALNSDEESREE

V—LERTHBN-7EFILAST RIBDEH EH TSIV Y—LAIC
rF=2-6-2)LT79—E(GALNS) GAGH'EFE . flfa - i 25 R DIEEE
DEGHRIETSH B, BEENBRESENS.

HHEELANILTIF . GAGDETEIC XY ESYLS(ZORWLT7Z7—E 7PV SAYY—LAT.ESILCIE

S4YVYI—LDEN. HIREA DI I77)EAAMETFHERIEN GAGOELZENME . HakEE
BEBENEL. MHEEENZULL GALNSE#ZRTHY . ¥V ./ —2R-6-U ZOETES.
BIF SN ZRWBRFHRT—R VR BENDRBEENLTSIY
WEEEENS, V—LICRAENS.
et

EEILAN(TOT7—E PILT7) DEAZHERG . RPKSBEDE FCKFHE SNz, FRIPKSEERER
RIEDZ DD RELEDESERFHIISN TV,

e ZREM EBEADET IO T77—1E PILI7ICDOWVTIE. HEtzs i 2 REBEYEER®
ZERUETHE T 2REBRIFITONTUVRVMERERICEDE. TOXRIIT7—E ZILI7HhREEZE T DE
[FEZASNIRV, DYMIERE20mg/kg (H4HESYNIH VT, E DB CIRSDHRFAEICKDEDERIREE
AUCOD33ME) DASTIOXITI7—E PIL 772181 0EERNIRS UIcBE. EHERE - FIBRiEC R &35
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VIMIZIM,

(elosulfase alfa)

B ICE T HIB(EZHAR

— MBI IOV T7—C PILT7 (EBLFHER)
TOXILT7—E 7))L 77 (Genetical Recombination)

7 F £:£113,000~114,000
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S/BERENSRBRDY T ATV 2EN SR SN DIES VINTBETH Do,

BRAIFHIEIR
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I ” AR
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- E/i{f?:ﬁ%ﬁ 2542C 40+2°C 2~8C
- 60+5%RH 75+5%RH
[EiaEEstl
(EPREE3MHRERAOYNESD) 36 6 6 %

HERIRE MR, B FEEEEHESR. MlEH A% W BERE. T2RICABEDEIS . RBE. pH.RP-HPLC, SEC-HPLC

RV EDEE

HIERE TR T DL BN T DT,

TINA7 L
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BREFLHETLE BESIERIVPS IVAIGE
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BORIRIT B RBREGCTFOIC—HN2DFE
LRI NIEIRSR0,

JR0O4 F 6 (C6S) —GAGD—ET. Kb
BEDOMPS IVAEEICEEIT2GAGD—D,

BERWFEESE (ERT) —MPS IVAREDEEDSE
ED—IET. TDEREBICESNDSERKIEZ. KigUL
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HD.EZTYAYN(TORILT7—E FILT?)IFMPS
IVATHBTEDM—DERTCH D%,

JUIY=/IUAY(GAG)—LIZHEEDIFEN,
“HRERBADOKEICIIBRINSIRVEHZET
H2.MPS IVATIF. BEELEFIMBRNTGAG
PEIESNBRVHEBREL. ke - 1 - @SS L NILT
BBEZEHIEST,

T359 V& (KS) —GAGD—E T, KBEDMPS
VABEICERIT DGAGD— D,

SAVYI—-LBF—MROSA(VY—LAICH. &
MIGEEY DT DB/ DEICES I DBR. MPS
WVAREDERRESA VY — ABERDOHEREZIR
HET Do

SAVY—-LEEEE (LSD)—S1 VY — LHKEED
Rp7zRERET 2—8F (407838 DA RETM
LIRS MPS IVAIZLSDTH %,

SAVY—-L—ERYClREBEO#T OBRE
SOHI/\GEE.

FIVFAERBAR— LA TLHEEIVATL(MPS IVA)
EBIFEIND BREFBIHEGICRDETIEL S
HEB. AV —LABERCTHIN-7EFILASINS
SV-6-ZIT7I—EHELHEBELIRV I EICK D,
MPS IVAIFMPSERRICHFES N SSICILW RS
UTIFLSDICHEIND MPS IVABEFESI LY
ZRAWCERTZRIFT 2N TED,

LIOZAERE (MPS) BIRE—GAGD D EICHEIR S A
VYV —ABERIREL. XFE<BVTEICLD—B
DR MPS IVAIIMPSIERRICHFES NS,

N-ZEFILASINGZV-6-ANWT7I9—F
(GALNS) —MPS IVAREBTAHREL. X(FZ2<EWN
BENSAVY— LR,
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Db REDHBENRES )/ KEZFHID I S1CH
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3R R EREAER (BMSCT) —#WEEE N 3D T
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BHEEDREENEE/IREZST T 5, 3IMSCTIEE
=YL DERS VBB ER DB T 214 5H
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