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FFEDER

FFEDRERE

T—v ol 35BS, e MR RO, - R h 2L 720 [ T
7 —¥ (BAEIZIRTePIE) N2 kBB R Ao %L (ERT : enzyme replacement therapy) 3
ThTOZzh, L7 =23 EMERE MR ThHEZEn 6, OMERICHIR2AH 0.,
QAFHDWFFRIRIZ i%r‘z%@é@ﬁf‘%f;b\%QFﬂﬁﬁﬁfﬁﬁTﬁéh’G\to AFIZBNTE
YU T —ZIKRREMT, BRI A B OB R A EITE D KGERRIEHER 2D
HAZBZENZETON, FHIOKGEPUJHIN T,

KIE Genzyme Corporation tl. (BL F Genzyme £l) Tl ﬁﬁ‘?fﬂi@iﬁﬂ?&()‘%ﬂ]%V%
FMEISHLUTR -7 akL 7T a2 — O SIBATELA L 54 4 “ 11:200U [—fk 4 - 43
YT —¥ GEIa AR Z)] (BIEZIRGERIEL) ZFI% L. 199445 HIOKENZ I W THLE
TRGRERURF LTz, ZDHBAZTTIUENEETEMHRNTRREIRF U7z, A TIZ19964-
2HED 2L 4 24732000 OEEIRRER D FE i X, AAIO LM LOEEIMET &z,
[FAFA I3 L 34 A13:200U A1 [ F 5w R SE 5 (O 48 7€ & 520 F. 199843 HIZ i A K
ARG, FRE3AXDIRTEEh T\ 5,

ZD%#%. Genzyme ﬁ e A RN ORI R 7 245 L S S L 72400 HAN A A BT L
19999 KENC BB K RARUG L7z, AFBIC a‘ouxfmooﬁu%éﬁ%l_ﬂwé Ll
X0, 1A Y7=0 D FH N4 7L OAIANRD SR 2 351 T2 S A B 2R LA
HTxaZ8, ZLOETIZ200HAT B 2400347 BIFIOM AR R XM T D400 57 5l
FlAS T B AT & 2> TN B T &, 400N BIFIM T & 5 K51 7:;5 LizkoTH
KENOBIF DL MATZEE G5 TEEDEE A, A00HA BLAIOARHGEEITH 2L &L,
201L4E1 IR L A 2 A FHA0 O A A Bl I SE KR A HUS L 7=,

EU YA LIZI9944ES K ETARRE, 19974F11IZ EULS A E TRGE S AL, 20254F11H I
FTC86ETRFRSN TS,

1882 d—1fwER

19345 ERYJN3tLJOSROMESR

1965 XRiEEFZR/NItELTOVA—EDREE

19925F EBEEHA—T7RIy T MREEOREBELUARIARRE

1993%F HACI—YIRICHTABEHAE LSRRG

1996F BATHIOI—> oRIBEES [l T —X &5 - %5t (BRERTEHIE)

19984 EfsF#HBAFEMICEZErNMIILatLL 7O 4 —+ [L P L3FE200U]
&S - %5t (BR7ERSEHIE)

20115 [EL YA LEEEA4008 6L |7&ED - F5%




Be Cerezyme

(imiglucerase for injection)

h% ) 1. BfEFHEEARTTRESNRAT FMFELTEME7IVT I EOEFRR
- BAEEATVWEEA, (P6)

2. ELYALIE, FrA=—ZXNLRZ—SEMRTESEShf-ERG -7/t TO 55—
DPEHEEEL, v /—AKIFICTIEICEY, ENHBRTHZY/O77—2IC3h=R
F<BATh, hHhERELET, (P.28)

3. ELYALDMEERISHHRII [T— oROFERX (BN, Mo Mg E. FFEERY
BER) DLEITT, (P.6)

| 5. MRERISFHRICBHET B2 & :
P51 AANIT =2 B BRIEIROERRAITHD, OS> T, T = |
P OREDOBWIHE L2 BB ENRETHTIE,
P 5.2 AAOT—2 I RO MALEHIT B2 T— WOFIER (RRSERER) I |
PRI L T AR R ST, [8.4511] ;
i 5.3 AHIOT— RO MFREIRIT R4 D PEHIRE L T,

4. BREEMEAELT. 7F7145% 2 —. Infusion reaction PEREShTWET, EFH
BIEREVTIIZOFER, #il. E/RZ. MEMZE. MR, WFIREE, HE.
mEET. F7/—t. KiK. KIIE. SEEOBEBBRIEPHREShTOET,
FHEEMER RIRBNS1%E E)ELT, B, EEE. RE. E/RPD. B8, ALTLRD
HEIhTOET, (KRR

FHICOEEL TR EF L IN RN NEZEDIERRVERBEENREMORRES
CEEFEELY,




HmiEHR (FSY T4 T AX—=23Y)

[EESEIRFERIFOUEICTDCEESIEEL,

3. 8 - IR

4. FNEENX
R

5. FREX I
FHRICEE
I5FE

6. RENU
RE

3.1 #mk
B 7 131 7JL (10mL)
AWK S 137Vt 5—F GEfETHama)™ A00Hfr™*?
B B & D-v>=h—JL 320mg
Z E A FYVILAR—K80 1.40mg
& & A T BEF MU LOKFNY 145.2mg
pH 3R E & 7 I ERKFN4Y B OB

1) F oA ==L 28— IS ko ek
W2)AIZN Y5 —¥ GBIZE L) 1A AREEp-= e 722 -p-D-ZLav¥s3 /v %
37°C T2 1 mol 43 f#-9~ % Hifvi

3.2 HEIDOMHK

IR - FHZ BE~RABDMART 1M 7IVEEHRAKI02mMLISEI§E&, BEFERLR

pH 5.9~6.3(1/31 7L & F 5 AK10.2mLTiE#R L 1203)

TIROBERK (B, M/MRBEDE. FREERVEER) O%E

L,
|
\\' ’

51 KANIT =2 2B BEEROBEAITHD, ZOMAIZH/-->TE, Tk
DLW FET L BB ENRETHZ L,

5.2 KFIOT— oI KO MR FIZI61F5 T—3 R DFEIER RRZEER) IS5
SR BT L A AR ST, [8.45H]

5.3 AFIDT— o IFO RIS R 2GR PEEHE L LT,

ANt 7 —¥ (BIZFMliRZ) LT 1RHARETkg 272060 HA A fRE, 1~28F {2 )T
RUMERNE S22, XUy A 18T /kg/ 738 A 28 OE AR E TR 595,
FE5128 72 5 TUIHF L S, 7L 23S AK10.2mL TR L. 1354 7L $72010.0mL %
FREUT %, DBk e A R PR EE T AL, A RIZ100~200mL &5 5,

k. JEROFEIZ XS ER TS,

F7, —E R G- LA R R 2 e L. RaSGEIRED Fii L TAL N 225 A121E.
HEFF R U TR R KO IR L TR0, TEHRI R AT R ESBIS L 235 3~64 H ORI
TELITMEAT>TE LN,




Cerezyme

(imiglucerase for injection)

8. E=1 8.1 AR BHARE SRS BIEIL. WL IEAHEHIRF, LEA-T, A7l
- & EHES LT OB IEIE N oG Mk REA TSI L, 272 BECEHR S5 b7
BEAXRNEE A, EUAE O, SR TEBIO2RER LI 1) 74— O M RO A

WEHEALRRERE NZA I 2 T — X GBIZ LR Z) IS T2 AR AL D70 DILE Y~
T AFRIL., -20CLL T THAELTHLZE, [9.1.1. 9.1.2. 11.1.1%H]

8.2 ARAFIEE1Z k0@ HOE KT infusion reaction IR THZENDH 5, WK FE KK
JERA DS ONGA TS 2k L, U2 ED %, M Ra26 HiESE
IHZE (Pie 22 IV AIDORTR G R E E P 5 HDOAEIZLD ., AFIDOFG-H3 ke
ARETH ~72), [9.1.1, 9.1.2, 11.1.1ZH]

8.3 AKAlEfGhOBFIL, AIMD+ 755 dGE R 21T 57D U L S A OHiIKG 1T
Z&,

8.4 HRIZHT--> UL, AAIDT— W IR KON S§580 BRI O>WTUE, FLET07
BRGER L I TNVENWZ EEBFITHFICHAL, AV Tr—4F-ave Vb e{f528,
[5.2%H]

9 !I:%Ea)msg 9.1 EHHE - BIFEEZEDHIEE
- T ﬁ’; 911 AEUHTIRAEES HONF-ZENHBRE, IAFCHUCBBESFKEL
E=HIHE P
HICEIT S KAEE L. Hilk AL B34 D55, $915% 1= % 5Bk 5 15E LA
SFE [gG VRDEARAON Tz, 1gGHURDEAIL, 65 HUNIZALNZ 580132, 1%

KDL PURDREAIZENTH S, [gGHEPREINIZBFD B, K9146% 235t i

JERERUZ, [8.1. 8.2 H]

91.2 RICHELETH B LT —XI&HRELEERE. Bl T —XEIREEERI H S
BEI LT -RFICHTIBBEI RBELEZEDHEEE
(8.1, 8.2%&1#]

9.5 itz
IEI SUIAT IR LT B TTREE D & 2 M1 IE# EO A IS a4 M2 &4
INBLMAIZDOBIEGTET L, KAOEINCI1F5EMREITFEREL TOEn, AfE
I S LA, TRRICHE B HAS IZRI T2 E 0, FHHREIN A RT3 »
EdPRET XTI,

9.6 BILB
HEEEOA SR O R EOARMEAZ L., IO Tk A RET 452 &,
t MEFLHPANDOBITIIAITH 5,




KRmipH (FSvI127

FA—=23Y))

11. BIFA

14. BR LD
AR

WROBEWERD B 6B EH az%)@f R

Gt 424 S e QUEE1T S

1.1 EXLEEA

1111 7F7145% > —. Infusion reaction (\ ¥4 71L& B AMH)
FIRRIE, A VEIIE, BREAVEE, PRI, W, KT, F7/—X,

TOPERE. WL

ATV, FEDE

2O ON =LA 113 %

W, KILE, SIEFOBBIIE A HEbN 2L b5, (8.1, 8.25M]

1.2 ZOfDOEIER

1%L %% SE T

BB |En B, 157 T

HEEE H7E

nEwEE AT

WER | B BEL

2BRV o EH. BE —BEORME
Bk | fERr T

gt RRE. % 5B, R
SRR BIE. mEMES

EE | BERB. BP |58 TV E

_ GBS, FROEED. AT

BRARIRE |ALTLESR OE>#d. ASTLES

D AERR SR

141 RFFRAREFOXE

15. ZDftdD

=
/Il?\

1411 KAl# R L2, KFEE
BB IRGEIA RIS T Z L,
14.1.2 IR L2, IR TEYIRE GO EAERL, Thoalnr-;
zL,
14.1.3 17 HHAL TORGEAILUEIZU T, /3 7IL (400) B TLRIO P 54 JH i 5
(BREIL 7234 TR E D) ZENHRETH S,
14.1.4 BRH%. EHICAMBEE THMCHIL, Ee»rIcild5ZL, BRI
WA S HE UTIRGEL RN L,
14.1.5 fhoBIF L DRFIZXTFE L,
14.2 EHRIBREEFOEE
0.23270Y OFKMEEAR) T—FINZNT 4V EIRX Y TL Y T4 Z =R POt b
T5ZE, WUNEYIREHOABMEAHEAEN 2Ry NS, Hisxh &2 2§20
LN &,

PRI R U7z, TEGHK TR IS5,

BIEHHL 0

15.1 BRERfERICESIEHR

15110 MG AR T 2 ORERID A DFE Th 5, WM B TARFE G HhOEH
V2 il UL R A8 R wahta@*ﬁiﬁ‘zbé@f BENIEREHERE RLS AR
i MUERED A AT U, YA LE %475 2

15.2 FEERAR R BR ICEDIE R

15.2.1 ARAIDOA ik RE MO A G F 32 i BRI T BN O e FTHr b Tuozsny,

2025411 HEET (583M0) O b I N7z SCEIT E D 2R




Bo PR R AR

Cerezyme

(imiglucerase for injection)

FERIEHFRRIFRIPB~8ZCSREEN,

BAN_E
R E BR

ELY AL BT 400860 [T—2 ROFER (B, IMURDE. FFEER
UEER) DHE| 3B ERRABROBRICESVTERIhE L

KE_SERLERER CBNT—)"?

S yea

o
<
=

]

%
i

;'%ﬁ

A
A

1) Grabowski G, et al. : Ann Intern Med 122(1): 33-39, 1995
2) KENERE : UESHC 351 B BRIR B - YA 2L ERIR, 1998 KGR AR 0k

POV R IRUERE RIS, BETHRA AL ML (IS0

F—¥) L MEBHESE L avL Tas 4 —EEIF (FILL T —1F)
IZ&B ERT DA s O % 4V FU et L7z,

I—3 o TR R 301

KR E VL FALREET LN YT — BRI TCEEAILL. YL AL
NUETILTN X5 —X 605 /kg Z P, 61 HRBEIRNIZS- L=,

D <FERHEE>

ROEHD X254 9565 HRFROZEL:~NEZ T Al i/ MEL
AR S O 2 f

<BIK A EH >

HIEROZ b

<LEMEHmEE>

BIFER RO Pk s e

DT RIE Student O tARE KUY Wilcoxon DMAR AR E G0 |

i3 Fisher DIEffEEEME (h7 3 —EF)I2 KDL=,
NEZ B E, M. FFAR RO EROZE, $5ai%0
[Al—FEN DL EBIZII XS IS D H B t 7 7 ST Wilcoxon D 15F 5 AR A E.
TR LIRS I D 28 t i g K U8/ X3 Wilcoxon DNEART FI AR 7€ %
FHCTEMT U7z (78 KHE i flI5%), %7z, FEIROZ L, X AR g
AR (R O, WERZ, Y7 RO, Ty v fY—
7 I A% EETCRAHRIE D E) 2 P 5 L IZB I Lz,
BIMER ROk pE AL, PGB HIL 72,

I5H

LY LE TIVIIES—EH

1451

B/ ik

8/7 9/6
p=1.00 : Fisher DIEFEFEZEIE T

Fin () [#E]

38[13-69)] | 28[12-52]
p=0.06 : Student D t 12 TE

& (kg) [EEFE]

63[37-91] | 62[29-92]
p=0.83 : Student D t#&7E. pP=0.92 : Wilcoxon DJERLFN1&ETE

R (cm) [#EHE]

168[145-188] | 165[129-195]
p=0.67 : Student D t#&E. p=0.79 : Wilcoxon D BRI FIIETE

*BUEIRARGEH L

~ESOE 8 (g/dL) 10.72+2.23[6.0-13.6] | 10.89+1.33[8.7-12.8]
(&) p=0.06 : Student D t1&E. p=0.9 : Wilcoxon DIEFLFIIETE
1/ REL (x10°/mm°) 68.53+26.73(25.0-119.0] \ 74.20+28.24[28.0-138.0]
(] p=0.58 : Student Dt#E 7. p=0.51 : Wilcoxon DIERIFIEE
2,521+713[1,409-3,929] |  2,788+985[1,400-4,354]
& (mL) [#EEE :
A1 (ml) (g2 ) p=0.41 : Student ? tARE & U° Wilcoxon DIERLFIIEE
2,369+1,558[440-6,691]1 |  2,603+1730[750-5,616]
B (mL ‘
BE R (ml) ] p=0.70 : Student D t1&E K V" Wilcoxon DIERLFA4E TE
P I




Be PR R ¥R

10

BN _E
R G 5R

NEJOEVEDZ(L (FEFHEIER)

67 A DANTEZ O VEIZ L FALEE, TS — L BIIR—ATA VU FTEIC
BEMUZ2 (0 Fhd p<0.01 HH EOplli: xHBDH 5 t#iE) . Z{LRISHEF 22300
SN o7 =090 FH LD piiE: Wilcoxon DB FIFRE ), 64 A TRN=254
251.0g/dL YL EDOANEZ e AEORMAAS N 2B EHE DO EI S L A LR TT73.3%
(11/156), 7z t5—E#ET80.0%(12/15M) TH 7=,

ONTE/ /O MEDHTE .’\”—1“5'1'"/75‘5677}%#?“0)
(g/dL) ANEJAOE A EOZELL
137
-0- UL Y1 LB (n=15) 12.64+1.99 wLHALE [ TIVTIES—ER
TIVF IS5 —E 8 (n=15) (n=15) (n=15)
TR ZiLE
~ 121 12.474£1.35 é/dﬁ 1.92+1.03 1.58+1.50
a
g |03 *3%p<0.001: | *%p=0.001:
s 1 WHIEDHBRE | WHEDHDIRTE
%% p<0.001: %% p<0.001:
10724223 A= N0) Wilcoxon @ Wilcoxon @
p & FEIERAEE FEIERAEE
10 A
; 5 (B¥EE)
5 1R p=0.90 : Wilcoxon DJERLFI4E E
S R {2

MR DZ(L (FEFHmIER)

65 S DI/ IR BT L A LRE, TN YT — B REL B IIR—2T4 U h 5 A FEIZ B
L7z (e p<0.01 ZH EOpfiti: HEDdH 5 t#iiE), ZILRICHBEITRED s
Kh o7z (p=0.35 ZHEOplE: oot g, p=0.59 %H LD pfii : Wilcoxon D
R FIRRE) s 6 AR TNR—=254 ¥ 5 530% LA ED IO INA A S 72 D
HAIZEL A LBET60.0%(9/1546]) . 7L+ 5 —¥ EET33.3%(5/150) T 7=,

@I/ MR EDHEFE O~N—ZS51 > Hh56HAEEED
(X 103/mm3) m'l\*ﬁﬁODE{b
[ RN ELYALE | FILILET—EH
T IS — 68 (n=15) (n=15) (n=15)
01 prsmme ZILE
91.20+45.08 (;1‘03 /rﬁf) 22.67+25.82 | 15.80%+20.03
. 904 5 ] [-27.0-76.00] [-11.00-52.00]
gi) 90.00+34.00
8 801 74.20+28.24 *%p=0.004: * % p=0.008:
WIEDHDRTE | MHICDH S IRTE
. %% p=0.001: *p=0.011:
707 Wilcoxon @ Wilcoxon @
so53:2673 BRED | memnsr | mSmtEE
p1E
60 -
. - (BfRE=)
1R 540 p=0.35 : IIED B WIRTE.
p=0.59 : Wilcoxon DJBERLFN1%E

ST il = AR 2




Cerezyme

(imiglucerase for injection)

S — & FaRENOESEDOZE(L (FEHEHIER)
- 6» AR S ORF BRI L A LRE, T L X5 —ERELBITR—2T4 Vi bAH ISR
5 1R LLEGEHBR List (OFREp <001 ZH EOplii: 5055 tRE). 2 (LIR30 5

Kotz (p=0.98 HH EDpfiE: ROt B8, Wilcoxon DIBEN HIFRTE), 64 HFRE
TR=ZFA4 V7 510% L EORFEROWD AL N 7= BHEDOENI T L 4 L1 T53.3%
(8/15fl), 7Nt T—XEET60.0%(9/1561) TH 7=,

64 ARHOMARIZLL FALEE, TLON LT —ERELBITR—2F4 V5 H EIZHD
L7z (g p<0.01 #HEDOpfE: SDd 5t kE), ZEICHB 2D
Ko7z (p=0.92 #AH EOpfE: B0t BRE, p=0.74 %H EDpfif: Wilcoxon ®
JNERT FIRRTE) s 67 ABES TR=251 5 510% LA EOIEFR DI D 1 A6 72 BHOEIE
3L A LFETI00%(15/1561) . 7Lt 5 —EHET100%(15/1561) TH-77.

O EHRUEEHEDHERE

(mbL) (mL)
3,000 2,788+985 3,000 == L HA LB (n=15)
2,603£1,730 TIVI IS5 —E 8 (n=15)
2,481+854
TIE HABAERE
2,521%713
s +
A 2,000 1 2,2174532 % 2,000 | »369%1,558 1,729+1,034
" i
-0- L1 LB (n=15)
TIVT bS5 —E 8 (n=15)
1,467+839
TE IR RE
1,000 - 1,000 -
‘ ‘ ‘ ‘
0 6 (A 0 6 (A
5 HAM 1’5 HAR

OXN—RZ71 > 56H ARFRDOFBFENE

LY LE (n=15) TVt S5—EE (n=15)
Z1LE (mL) —309.90+329.16 —306.73+319.67
(e ] [—1,029-162] [—778-244]
%% p=0.002 : WD H B t1&TE # 3% p=0.002 : HEDH B HIRTE
ZHED | %% p=0.002 : Wilcoxon DIFSIERIIRTE | * * p=0.005 : Wilcoxon DIFSIBRIIRTE
ot (B¥R87E) p=0.98 : SN HE W HRE. Wilcoxon DIBERLFNEE
PRI R (R
ON—ZXF71 > h56n BERDETENEL
L YA LE (n=15) TIVIIET—E# (n=15)
Z1LE (mL) —901.87+856.61 —873.00£811.11
[#6E] [—3,612-129] [—2,582- —178]
* 3% p=0.001: WHIEDH 3 t1ZRTE %% p<0.001 : WIED&H 3 tIRTE
ZBLE®D | %% p<0.001: Wilcoxon DIEFSIBRIARTE | * % p<0.001 : Wilcoxon D SIERII&TE
P (BRE%E) p=0.92 : MICDE WARTE. p=0.74 : Wilcoxon DIERLFIAETE
P IR AE (R 2
@61 B TN—RT7 12 H510% U LOREE BEHEORBRIPHON-BEDEE
F&E& BER
L YA LE 53.3%(8/15f1) 100%(15/1511)

TINS5 —EE 60.0%(9/151j) 100%(15/15f5)




Be PR R ¥R

12

BN _E
R G 5R

FEIRDZ(L (BlREHmIER)
61 A TR=2574 V2 5 EHIERDUGEN AL N - REDOE S I3 L 1 LEET63.6%
(7/1140) . 7Nt 55— X EET58.3%(7/12101) T -7~

ON—2F71 2561 ARRICETHBEKRDE

LA LE TIVITINET—EE#
&= 63.6%(7/11151) 58.3%(7/1231)
i L 36.4%(4/111) 33.3%(4/12431)
24 0.0%(0/11451) 8.3%(1/12431)

ZEM

BIERIZEL A LBET46.7% (7/156). T2+ T — ¥ EET53.3% (8/150) 123805
Nz, EaRIfEfiEEL ¥4 28T 20 (13.3%) THY. T2t T —XFETRED
3% (20.0%). HFNKUZSFEEDE201 (13.3%) Th 7=,

6 AIEEE TITHIA IV £ T — B HiRITEL A LBET20% (3/15M). iz iavL7u
VE—EPURIEZTIL L £ 5 — X RET20% (3/156) 1238 6 7=,




Cerezyme

(imiglucerase for injection)

EAZHS
ARFEiRRE

ABEARICIE. EAREHOEFHFEENTOET, KRR, BRRERTEHATE
LTEfEeh,. BEEFMEMELTRESNET—2TH51:0. BBHLTVET,

EAEIEIRTT

Erig

3) M E, At NARESHE 76(8) © 1325-1334, 2013 (P AL Al R

R LDEHRDSB2AE, VAL - Dy SvBRASHE (BL: 3 74 kA2t 0B TH 5.

H ) HRAT—Y iR I~ EIZ BT 5 2L A LD LR TOA M
A E L i
it % 19984F-3H~20064F-3HF TlokL YA 2D iR A I 8 st X - HA

AT =2 o { I~ MR F155HI D55, A SEBICRRESHI, B HHE
fil424512 F<110

ARV >

W0 A L. ERT WG DS & 5 55051 S O ¢ 5- Bl b kg 0 A % P
APl S 4 CORREIS I DT 59 il & B 772511

<RAEVERATER>

A AR 545 42151 (11045)

P LRk —7 Y ik
L <ATMEREAEE >

NEZ O, ML IFER. AN, 70 5r 70 o2 AR
(ACE) 3E Ml KOs Mk 27 7 24—+ (ACP) D Z b L

< AVERHEH >

BIFER., PriksE RO BUERE

s ARIMERHIEEICOWTE, AldAEH A H N Lz, e, AR

(SR ST R R E U TR O AR L T T oL =T
ftr eIl 7z,
RITER, PUARPEZE KOS B S DWW TR L 72,

ETT R (AAERNTR) |

HE 258 B (n=51) (%)
B¢ 31 60.8
HEl i 20 39.2
1% 18 35.3
fRad g 16 31.4
m#! 17 33.3
HE S5 FHELEERE chk & &
I® 28.1+22.5 26 0.3-66
MEREEBOER (K) g 0.8+0.2 0.9 0.3-1
m#Y 11.7£17.2 2 0.7-51
1HE 25 BI%E (n=51) (%)
&L 41 80.4
P i 4 HH R »HY) (&) 9 17.6
V) (EBATIRR) 1 2.0
HE \ S THELEERE R B
#5HRE GB) 281+123 197 52-420
®5ER (B) 14.0£3.2 13.3 6.3-26.2
L 68.9+20.5 59 45.136
1EE5E 1% 56.4+7.0 56 45.72
(BfL /kg) g 85.9+24.1 81 59-136
m#! 67.0+16.3 57 53-96

D4 3EEREHE O TROEER (B, IVMREME. FEERVESER) O%E 5. 2hEE
| RISHBICEET 525 (G 5.2 AFIOT— o iR I RO IIEFZ B2 T o HROFIER
DORRSEER) 1T BRI L A AR ShCn s, [8.45 1] :

13
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EANEHS
ARFCiRRE

NEJOEVEDZ(L (B3 EFHMmER)

P51l OB G- BRI A 0O & 2 45 h M SEATG nTRERE 14962 3611 5. 2438 LIFE D
AEZ T Y ) I1313.1g/dLTh -7 GRMIEEL : 8 ~43254),

FTTIIN =TT H BRI R C B ANT 2 T Al CEY M R (R 22)1%, N—2
T4 VI D10.1+2.4g/d]. 7> 52458 I TI1312.2+1.50/dL T TEAMIL. 2 D 41340858
s E C12.0g/dL UL FAHMER L=,

OFEEIEF LI DNETOEEOHR [Y TV —T ]

(g/dL)

1607 pymrimeme
S I TrY:

1404
A 1304
£
5 120
5!
E 1.0
4
& 100

9.0

8.0

7.0

0 ' 8 16 24 48 72 96 120 144 168 192 216 240 264 288 312 336 360 384 408 ()
5

M/\REDZAL (BN EEFMmIER)

P51 OB 5-BRAG B A D & 5 A 5 M BT Al vT BERE (511495112 F51F 5. 2438 LIFE D
B CEYME) 1324.5X10%/ 1 LT ~7= (FRAME : 85 ~4323H).,

Y77 — TN CTdH DI ERGHE 30 B IO CRY Ml SRR 22) 12, R—254
0010.3+£7.0X 10" /mm® A 5163 15 T1316.148.3X 10" /mm* £ THIMIL . ZD#%1340834
HiriE ¢15.0X10"/mm* L FA R L 7=,

O [EIER O/ MRBOHTS [H T TV —T k]

(X10Ymm?)

B0 pigEremEe
a0 ( RIEH

(3)

0 ' 8 16 24 48 72 96 120 144 168 192 216 240 264 288 312 336 360 384 408 (&)

54




Cerezyme

(imiglucerase for injection)

EAZHS
ARFTiRRE

FaENUEBESEOZ(L (BRHsHmER)
IFARDOZALZE CEEME) 1348 I T-20%, 963 I T-31% CTh 7=, F7=. A
DAL CEYE) 1348 I T-48%. 96 I T-59% Th ~7=,

OFZERAVERREOELRDER

REHAR
(%) 0 8 16 24 48 72 96 (GE)

0 2 1 1 1 1 1 1 1

0.0 —8%
(6)
_'lo -
_20 -
X

= —301
- -43%
$ —40 + (10)

50 == FFATE(=15) —?65)% ;

FRASTE (n=16) ‘(‘ﬁ)/o
-60  TyfE oo
( )RIEHIEK )
_70 |

ACE R4 BEDZt (BxEHmIER)
ANFLERFE (187 A (12 5T ACE WS CEYIME AR 25) 13— 5 1 VB0 91.6+

34.3U/L 26243 piCiE32.71210.7U/L £ TIK P L. £ D #4213 384 3 I i & THEHE(E D
PN ZEHER L 72,

RN (187 LN 1) 123\ T ACE Wi PEME (P B AR 2E) (3N—2 54 Y i D471+
29.9U/L 25241 TI319.8£7.5U/LE TIK ML 7=,

O ACE JEMHEDH#ETE
(u/L)
1400 1
(32) = 18R
1200 18/ E
TELIEERE
100.0 4 ( IRIEHIE
A
(El 80.0
:'E 60.0 - 3)
8 an @n @ D w2 ®
400 1 @8 @n © ®
= a4 Q0 5 (12
200 A (6) s —
@) 13) = L1 1 i -
© 13 a3 10 g G do é) T é) e o O &
0.0 T T T T T T

0 ' 8 16 24 ' 48 72 ' 96 120 144 168 192 216 240 264 288 312 ' 336 360 384 ' 408 GH)
RE5HIR

BANNEDRE R AE(E"
18M LU EIC 1) 5 & %EE : 8.3~21.4U/L
18RI H T 5 EMEE  6.7~35.6U/L

e &, HARRMA WS - 87-94, 1997

15



Be PR R ¥R

EPEE ACP{EDZAL (B4 EHEHIER)
el )piae ANJLE (L8R 1 35\ C ACP i (T4 B 5 36) 13R— 254 ¥ 15 00138.0:+
,Ji,-—._-,fé.—,]i_lﬁ 63.0U/L 25720 I Tl1329.2+104U/L £ TIK F L., ZDO%IF384 A £ THRUEE D
PN A WL 72,
N EH (185 LL_E) 1236\ T ACP il CEYA Ml R HENR 22 ) 13 N—2F 4 VI 0040.3+
18.1U/L. 25963 5 T1313.7£6.0U/L £ K F L 7=,
@ ACP EDHEFE
(U/L)
200.0 +
—he 85K
180.0 18
160.0 Yl 1T RE
140.0 4 ()RR
A 120.0 4
% 100.0 +
ﬁE 80.0 +
60.0 - @
@ @
40.0 -
22427 ‘ ) ‘ © @ ) 0 0 ©6 6 6w @ @ @ ‘ ‘ ‘ ‘
: 0 8 16 24 48 72 96 120 144 168 192 216 240 264 288 312 336 360 384 (A)
5

BARNNE DRI E LA ™
18 EICH 1B EHE(E 1 7.3~13.6U/L
18/ AmIC BB EAEfE 1 2.3~29.5U/L

sl /At s HARAREEW S : 87-94, 1997
T2
EIERNZ27.3% (30/1106) (2380 b7z, FEAREIERNIEZZERE 250 (4.6%). FEE 415
(3.6%). WEn: KO ACEE#NA&361 (2.7%). ALT _E5-. S KROVEIE %205 (1.8%)
Th-7z, HELBEWERNILE] FIRIEREIS TRED ) 23S Sz, Hibic B >7= iI1ER
KOSECHT S S ah -7z,

BI% (n=110) RREE (%)

EIFE] 30 27.3

EWMZ 5 4.6

it 4 3.6

nEnt 3 27

ELElIER ACE &0 3 27
ALTES 2 1.8

S 2 1.8

gy 2 1.8

MAEE SBBUE - RAEVERATEED20.0% (22/110FI B BUEA R 72, 1gG Pkt

EEIELZEEDI S, 12.4% 12/97HD) I HikEAE N RO SNz, BBUE I PAI7L

Y 5 —¥ IgG Purikbs Mg 1206020 AL RO RESEG]), KOPiARE M EE 85l

15fziB 6 7=,

SORBBUE : 7F 74 7% —REIG, 2O PERE, IR, MATTRIE, MOk AR, DR0R R, s,
MIEIE T, F7/—¥, FEROWHL, LEk

L B BT EREE (%)
REMBITHR 110 22 20.0
MERE X 97 17 175
kB 85 15 17.6
kBt 12 2 16.7




Cerezyme

(imiglucerase for injection)

,J\IE j—:JIﬁ AiXB&(ZICGG Gaucher Registry ICEFESh/-BE T — 22 BAMEEICINE - EIFLS:
]]f'ﬁg(-s(ja'z) RETHY, REMICOVWTIIEHREETEERLTCOE A, BIERZSEEESES
et HEHZ(3 DIN—Y RUBFLEhAFMA X EE BRI,
RERSHER

INRO—Y TR MBYC X o D RER SR ER CBNT—4)?
4) El-Beshlawy A, et al. : Mol Genet Metab 120(1-2) : 47-56, 2017
AKX DFHHD S 52413 Sanofi Genzyme t1. (B Sanofith) DtLETH 5,

H 1 INRT = R M ERF IS B2 AL R A S 2220, 2L
YA LRI GO A, fides KO ET 7 b A7 E A RHI§ 5,
it 51 201549 A I 55 C the International Collaborative Gaucher Group

(ICGG) Gaucher RegistrylZB k&, FIRNAFELCTILZIL LT —X*
Mgk LA L5 R, AR YR R R IR D A5
it H (R S o A). 2 H, #Inl5-H RO PR 550
F—=ANEHN 2185 KD T — 3 x5 Y R 25344

il W KBS IR KB HRE, RAMERER
FEOM E H: MUREER ST A= (NBZ T AR, IV I I O INRIRME)
figa S7x—5 (AR, AR, K KONME), BRZ2a7kE
fi A Bt M KREHMlEEHA -2 @R 5252HENE T). 19, 24F, 34F,
LA OSBRI CESI L7z, & IR PN B B B g by U 72 35 B 13w T
DT =25 LIz, R=ZAFA VRO THra—T9TT—2%D5iL
TR 32 A 2 Ui Y o0 A 6 C Rl i b - S i L 7.
RS B ICGG Gaucher Registry D7 — I3 EHEEDATTNE KT T 5
Zh, HSIC KDIERIBIZEN B B Z &, FLA A b A 22 0 B g
NRFEEN T R OZW R EN SRS H L6, K
T = AR % TR ON I HERIIDTLEETOT— R IR EIC
NMETEBED TR,
LSS I B =
EH P S s 2 PRl e B 215
(n=221) (n=32) (n=253)
331l B4 114(51.6) 12(37.5) 126(49.8)
g-q:3 107(48.4) 20(62.5) 127(50.2)
ZHBEOER (5R) 2.6+2.75 3.3+3.17 2.7+2.81
MEESEOER (5) 3.5+3.44 7.4+418 4.0%+3.77
S S MERS £ TORIRE ()" 0.9+1.85 41+3.83 1.3+2.43
[l S ERS % TOHE (F) EE A 4.2+3.90 4.2+3.90
EEINERESE (U/kg/2:8) 67.2+29.30 61.1+27.66 66.4+29.12
st AERTRZ G E & BIE (%) SUZ TP R 2
* BUEIT R TEIE

D4 B EHE O TROEER (B, IVMREME. FEERVESER) O%E 5. 2haE
P RISHBICEET 525 (k) 5.2 AFIOT— o iR I RO EFHI 32T o HROFIER
PORRSEER) 1S 2RI L A AR ST n s, [8.45 ] :
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INBI—Y 1hR
MBS D
RHEAIZ SR

RRiEIEELEFCHITDEM. VIMRBIAME. FHREANUREZ

BIHREDEG

ZlMEHTHEFEOHBIIRN—2T51 V1 T62.6% (102/1631]), 14F-H557C20.3% (29/

143f5). 54 T11.5% (11/961) Th 7=,

FR g DL BN AME A 5 BE OB AIEN—25 4 VI T62.7% (101/1614)
TAEIES T 27.3% (38/1390]) . 5AF-BESC9.5% (9/954) T ~7=,

2 D) O IE KA 5B OHIBIIR—ZT4 VIS T89.8% (44/4914). 14FIS T
75.8%(25/33M). 54 T32.0%(8/250) TH -7,
HIEONMIEA A TAREDHIEIIN—ZF4 VI T90.5% (57/63M). 14FKfHT72.1%
(31/43f1), 5EFE-MEET27.3%(9/331) TH-7=,

OEMEHFITHRENEE

Op2E S ot

(Ex = = = = = m
0
EHES >0t0<1>110S2 21053 >31054 >4105 ()
REHE
Bl n 163 143 125 113 95 %
& o 61 114 106 8 8 8

mE n 102 29 19 24 11 1

<AMDEAE>

ANEJTOECE

61 AKi# 1 10.1g/dL Kl

65 ALIE2RLLIT : 9.58/dL ki

21 EB12/ LT 1 10.5g/dL K

1258 : 1g/dL i (L), 12g/dL Ki (B14)

OfEEXZFIHEEDEE
(%)
100
90
80
70
£ 60
&
D 50
2
& 40+
30
20
10 1
0
HEHRS >010=1 >110=2 >2t0=3 >3t0<4 >410<5 (F)
REHM
FEX n 49 33 34 31 27 25
BEOE n 5 8 9 14 14 17
B EE n 28 23 25 17 12 8
HEE n 16 2 0 0 1 0
<FFREA O H >

FFETE (MN)

B or 1 1.25MNILTF

thZfE  1.25MN B, 2.5MNIT
EE 2.5MN#B

O/ MBIV EEH I HEEDEE

(%)

100
90
80
70 - - = — 4

60 - - = — 4
50 - —

Op2E S ot

40 - - = — 4
0+ — — = =
20+ —  — 0B
(Ex m = = = = B

0
HERS >0t0=1 >110=2 >2t0=3 >3t0=4 >4t0<5 (&)

HREHAM
MUIRIREANE n 161 139 123 11 92 95
BEOorf n 60 101 109 101 80 86
W EE n 70 31 n 8 1 8
B n 31 7 3 2 1 1
<H/NARBADTE D EAE >
M/NRE

BEFE or £ 1 120X10%/LLLE
R 60X10%/LEIE. 120X10%/L KM
EE 60X 10%/LKiH

OFEZH I HBEDEIS
(%)

50
40
30

Op2E S it

0
HEHRS >0t0=1 >1102 >210=3 >3t0=4 >4t0<5 ()
REHAR

BERE n 63 43 44 39 35 33
BEor#E n 1 4 2 7 6
W EE n 8 7 6 9 17
HEE n 57 31 35 26 20 9
<pHEOHEAE>
A (MN)

B or 8 5MN LT
thE&E  SMN#, 15MN T
EE 15MN#B

MN : IEEEL 35 155




Cerezyme

(imiglucerase for injection)

N | FRBLECSUIPEN. MIMRESERUFIAZE TS

11 K] P 7 BEOED
= BIAA T EEEDEGIIN—ATA VI T46.7% (14/301) . RIS T19.2% (5/26151) .
REE S BR ! !

5AHERTCT20.0%(5/250) T >72,

HEE R DL LD IR A RE A 3 2 H OB A IEN—2F5 4 VI T16.7% (5/301).
VI C0.0% (0/26f) . 5EEIE R C0.0% (0/241) TdH 7=,

FREE I DL FONTIE KA A T3 DHIEIZR—2T( VI T88.9% (8/9f4), 14T
57.1%(4/7(). 54F-BEET0.0%(0/3%1) TH 7=,

[EEZBEHRIBGROZEIL

NENEIERGI OB R Z 237 (CFHaE £ EEHER ZE) 1I3R—2 74 VIFAC-1.8+1.43, 14K
RT-1.6+1.43, 54BN T-1.2+1.20TH >7=, MR HTH TlEN—254 VI8 C-3.0+
1.81, M T-2.8+1.35, 5 T-1.5+1.32TH ~7=,

N—=2F4 VEHHIZ BB RS & (Z 23 7-2.0440) OREH O EIA S IEIERH R ©37.9%.
N R T76.9% CTh 72, SRS TIZZT T N24.4%, 42.9% TH -7z,

T2

AGRBRIZICGG Gaucher Registry I8 SN - E T — 2 & %A MU - T LT
B0, BEMIZETIEHMIIEBIN T ERFA, BREMEBERIZOWVTUIDIR-Y K
BALEIN TR CEDOR A TSI 7Z X0,




Be PR R ¥R

20

J-v1RIEEE
EWMRELS
Gaucher
Registry %

A ERIZICGG Gaucher Registry (CE SRS /-BET 2% BAEEICINE - BBIFL-
BETHY), REMIIOVWTIIEHREEZEBLTIVWEHA, BMERZESOIEEESE
EHREEDIN—Y RUBFALINERANXEETSEBEL,

d—y iR BUEBEZE R E Ufe Gaucher Registry iff3%
CBNT—5)°

PR

#r

pi]

it

5) Weinreb NJ, et al. : Mol Genet Metab 132(2) : 100-111, 2021
ARESLDFEHEH DI H1413 Sanofi Genzyme £1 (Bl Sanofi t1) DB TH 3,

D O-Y oW DRSBTS L A AR BTG R O MR A, ik e

Je OV 35 A — 2 DA% S5,

: ICGG Gaucher Registry lZ8 k&, L ¥ A LAZITHELL EES-L.

12 EORIGAE I HE Th - 72T — 3 = 5 [ U FE 4750

DKM AR MI RS HE, ®AME ISR
DR ST A—2 (NBZOE AR, B, IMREBOZ O MR

E) g 74— 4 (FFAAE, IRARE, FPRE R S OMIRAE) . MOV 85 4 —
& (B2 —X KOVER) &

D ATOFMIR R (R=274 >, 104FE K O204FEI551) DT — 2 33 5472

REBARRIC, Wl oA TR LT L7z, X—254 2 &104-
MAF204F- IO IT A FE AR UERS% & L, Mt A TIINIBDH 5
tRRE. 73 —ZE T3 MeNemar f & X3 Wilcoxon D 5 Ef
KE w7z,

: ICGG Gaucher Registry D7 2 b EEOHELE ZFEDKED =M,

Bond 7T =23 FRIEROPWNAKTT S, 72 AKRegistry (22N
BEEL T A REMB ROERF I MR O T - 2 REFEORMERM
ElF—FH U0, KBTI, EAEFL, 3DDFHMiERD 7 —4
NEONBHELTMMTRELTWEH, ERORGEE L ITHEEK
BIRADTE720. HoNlTF—2IZIZMELONNAL T AR EL TS
AR B B,




Cerezyme

(imiglucerase for injection)

|_: I
J-yriRldiEE - BRI P
}Ei{l‘%tbrc (n=310) (n=165)
B4 142(45.8) 66(40.0)
Gaucher o FE7! o 168(54.2) 99(60.0)
Registrytf# LHREOER (%) 17.3+14.58 14.6+12.37
LA LS LY 155(93.9)
PR A CLY A LR B ZuLL 10(6.1)
10 K 81(26.1) 9(5.5)
10~197% 64(20.6) 24(14.5)
20~208% 42(13.5) 31(18.8)
MEBRSBOEE  30~39% 58(18.7) 43(26.1)
40~497% 44(14.2) 32(19.4)
50~597%% 13(4.2) 18(10.9)
60 LLE 8(2.6) 8(4.8)
LW H S MERS E TOHRE (5) 7.448.46 19.6+11.66

KL (%) S35 fif - At 2

NEJOEVENUEMZE I FEDEG
104ERUR0FIFDNE S e ALY, IR AR S 1 —2 91 > ke
WL TR IR 72 OBRIERIH B, V908 p<0.0001  #H L0 pfifi: }iB0H 5
CRE WRRBHE, Ve p<0.0001 %H L pfili: iHIED® S tHGE).

104 RO 0RO R AT 5 1 O O X IRBIERAITE, IR e L 12—

74 VIR E IRUTH RIS U7 (IEIERT . W9 g p<0.0001 44 H ko pfi:
Wilcoxon DFF S MAN A7~ WA . W3 h$p<0.0001  #4H £ pfi : McNemar
WE).
ONE/OE & QEMZEFTIEREDEIE
e T P e B PR IERE B (n=299)
(g/dL) (n=299) (n=159) 204 95 5 kxkk
16—
Tl ckkk kkek 106 97 3 k%%
Wl T 137 k8 B3 a N-25A 58 @
- 14 11.7 0 20 40 60 80 100 (%)
~ BEOEEG
Ed 10
% BRI LR (n=159)
E 8- 204 94 6 sk
Z 6 104 94 6 x%k
f& o
N5V 63 37
4
o 2 4 e 80 1000
2 BEDEEG
0 ‘ & [Mo/dL MU E (i) 12g9/dL WU E (B1)]
N 10F 20%F N 10F 20%F B [Mo/dL5Ri (i), 129/dL i (B1)]
M4 4

*3%3% 1 p<0.0001 (vs. N—2 51/, % H _EDplE)
*3%3% 1 p<0.0001 (vs. N—2F1 >/, % H _EDpfE) WilcoxonDFFSIBAARTE (BRRIFHLEY)
HIEDH BURE McNemartRie (RS HES)




Be PR R ¥R

22

J-v1RIEEE
EWMRELS
Gaucher
Registry %

MR MO MR EZB 3 2EEDEIS

104 J O R0 IO L NSRS IE G, IR & 61225 4 e oL
AL (BRIERE, V358 p<0.0001 #H L0 p il HIEO®H3 e~
IERERGHIEE. p<0.0001%0%p<0.01 #H L0 piit: $IEDH5 t B).

104 U204 IO L NG AR A5 B 15 0 ) A IR . IRt 2
ZN— 254 VS LRSI L7 (MR BE, e p<0.0001 44H

b piti : Wilcoxon DR S MAN # Wi HE, W hdp<0.0001 #%HEOpii:
McNemar ¥ 5E)

@I/ M OI/MRREZRE T HEREDZE
[EIEEIS PSR e L B BRRRIER B (n=293)
10%L) (n=293) (n=159) 204 64 27 Bl x+x
350
TE . 10 60 30 L[ ***
300 288 N—Z51 |9 28 49 14
257 0 0 40 e 80 100 (%)
250 7 229 BEDLE
48 (150X10%/L#8) 1 #REE (100X10°%/L Y k. 150X10%/L LLF)
5‘{ 2007 "Tgék ﬁz;k W PEE (50X10%/L LUk, 100X10%/L k3%) M EE (50X10%/L i)
i =
# 150 BB (n=159)
205 87 13 kkk
004 92 104 91 9| kkk
N—RFAY 70 30
50 T T T T T 1
0 20 40 60 80 100 (%)
0 ‘ B2EDLE
A=Z 105 204 A=Z 105 204 #& (150X10%/L#88) [ & (150X10%L LLF)
HZ HZ stk 1p<0.0001 (vs. N—2 5>/ BB _EDpfE)
*:1p<0.01, *33:p<0.0001 (vs. N—2 51 >, &E EDpfiE) Wilcoxon DR SIBMHEE (BRIRFEEHEE)

HWEDHBURTE McNemartR7E (BRAEHHHB¥)

FaENUESE

10 K U204 Wi OIF ARSI NRAIE A, NIRRT & S ITR—25 4 Vi & LR LT
BRI L (MIEIERH R, W e p<0.0001 %H LD piti: WIB0dH 5tk
PR R, W p<0.0001 %H EOpili : WIBDH 5 tBRE),

104K U204 B DI A R MR IERGH B BN TR—2 54 VI & B LA RS i
L7z (v hep<0.0001 ZH EDpfi: xHEDH 5 t iR 7E)

o9 o9
OFF &R OERE
B FE i B Bl B B
(MN) (n=74) (n=35) (MN) (n=74)
254 20
T8 23 . 18.2 Ti5(m
20 16
1.8
14+
}ﬁ 1.5 BQ 12
29 kksk g
= kokk KKk *okk A 10
& 10 10 Moo &
1.0 8
skkk
6 — 51 kkk
4.2
0.5 2
2 | .
0 T 0 -
~N—Z 10 204 ~N—Z 10 204 NS 104 204
S S
Hkx1p<0.0001 (vs. \—R T4 >/ & B EDpfi) *3kk1p<0.0001 (vs. N—R S > % H_EDpfE)
TSN BURTE KGN BURTE

MN : IEHZ 505 5




Cerezyme

(imiglucerase for injection)

J-V1iRIEEE
ERRELR
Gaucher
Registryifi%

BIOU—ENUOBRZEIHEEDEG

104F- KO0 ERiD 52 ) — ¥ 2§ 5 BE O HIE MR IR R, s i E 81
N—=2 T4 V& IR U CTHBISIRA L (I IERI T, 104F-mE5  p <0.001. 204F
BER i p=0.001 W hE%H LD piliE : Wilcoxon DFFFNEN M i TE, Wi
$p<0.0001 £&H EDpfi: McNemar #7E).

B EA T 5EEOE AT IER A CL0FERE A, RN B T204R 1 TR—2
FA VIR & IR U TR BRI U7 (IR IERG . p<0.001  #4H L0 pfifi : Wilcoxon
DR FNERIE, NG, p<0.01  #AH EOp il : McNemar #5E) o

Q5 )—tEHIHBEDEE OEREEHIHIEEDES
BRARIER B (n=113) PR EHE B (n=118)
205 97 3 %k 205 59 4 NS
104 98 2 kXX 104 72 28 ko
N—RAZA> 85 15 N—RF1Y 53 47
T T 1 T T T T T 1
(S 26 4‘0 60 80 100 (%) 0 20 40 60 80 100 (%)
BEDIE BEDIE
BRI BE (n=46) PR (n=49)
204 100 skokokok 204 47 53 *
1045 91 9 | kidokk 106 31 69 NS
N—RF11V 52 48 N—=RZ1> | 16 84
T T T T T 1 T T T T T 1
0 20 40 60 80 100 (%) 0 20 40 60 80 100 (%)
~ BEDIE ~ BEDIE
=l A

*3k 1 p=0.001, *3**:p<0.001, *k**3*:p<0.0001 (vs. N—R 1 >/
% H EDpfE)

WilcoxonDFF SIBMRTE (BERIERESHED)

McNemart&7E (BRABHE S B%)

*:p<0.01 *%*:p<0.001 (vs. "—R 51 > &B EDpf#)
WilcoxonDFFSIBMRTE (RRREIERHE)

McNemart&7E (RRRsiHE S B%)

NS: BEEGL

Tz

AABIZICGG Gaucher Registry B g SN /=FEH T — 2 & %A - @ ffr LT
B, BEMICETAHHTFE N TOERA, BREWEEHRICOWTUELDIN-Y KO
BILINIZRASCEBORLHEE T2 72X,
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Be PR R ¥R

—T

=I1EA

BARICHIFTDEER (EEFREEEERZZ0)

TRGBIEE T OREIR BRI 3\ T 52 S BRI 2 i 5 &, 2 ORI PESIR, (22
KD B TH ~7=0

T IR 1% 0D feki FH B A A 250 2 35 B AREFI 110517 30151 (27.3%) L EIMEFT (6 PR A A it oD 52
WEGD)NRDOENZ, ZTOFEEDIL, FMIESHI (4.55%). FEEAM] (3.64%). MEmH:3{]
(2.73%). ALT _EX-. BE¥a. W95, %20 (1.82%) TH 7= (FFFAFEHE) .,

OFEANMERE GUGRTRIERHAR. HHAT2E0) ICHITPRERARRKE—&

AEIEHE | ERARERE - BREE. | o &

DR | LSRR RERABRRET = "

BRI 4 80 80
ST 5 110 110

BIEFRE D RIBEGIH 2 30 30

BIfERZSDORBMH 3 49 52
BlIfEARZSORIBEMIR 2/5f 27.27% 27.27%

BERE D ESE BIERZEDREFERFBEN (HE) =R (%)
DIEES 1 1 (0.91) 2 (1.82)
FF)—t — 1 (0.91) 1 (0.91)
TR 58 B 1 — 1 (0.91)
N IbRES — 1 (0.91) 1 (0.91)
* R BRAEBEIE TiE — 1 (0.91) 1 (0.91)
Ris= — 1 (0.91) 1 (0.91)
*AEIR A — 1 (0.91) 1 (0.91)
*AEUSA — 1 (0.91) 1 (0.91)
* =R EE — 1 (0.91) 1 (0.91)
BEES 5 (4.55) 5 (4.55)
JicEES — 1 (0.91) 1 (0.91)
*SHERR — 1 (0.91) 1 (0.91)
=) — 1 (0.91) 1 (0.91)
&nt — 3 (2.73) 3 (2.73)
2 HBEERVRS EFkE — 5 (4.55) 5 (4.55)
BER — 1 (0.91) 1 (0.91)
LB — 4 (3.64) 4 (3.64)
FEERES 1 (0.91) 1 (0.91)
*fBEIE — 1 (0.91) 1 (0.91)
REREE — 1 (0.91) 1 (0.91)
*BEYTLILE— — 1 (0.91) 1 (0.91)
BE, hERVNESHHE — 1 (0.91) 1 (0.91)
* v MERERS — 1 (0.91) 1 (0.91)
FEPRIREE — 10 (9.09) 10 (9.09)
TIZr T3/ ATTT—HEHEN - 2 (1.82) 2 (1.82)
TRINSELBTI )N T T 5—H1E — 1 (0.91) 1 (0.91)
kMBI LT FARIAFF—EHEH — 1 (0.91) 1 (0.91)
AEJOE ViR — 1 (0.91) 1 (0.91)
FrMBRER D — 1 (0.91) 1 (0.91)
* [ M BREUH D — 1 (0.91) 1 (0.91)
A I Bk EHE AN — 1 (0.91) 1 (0.91)
XTI FTUL A aEEREN — 3 (2.73) 3 (2.73)
I/ E3E HN — 1 (0.91) 1 (0.91)
*MFRTIVAVKERT 72— RE - 1 (0.91) 1 (0.91)
FERR RS EGES — 1 (0.91) 1 (0.91)
* &R — 1 (0.91) 1 (0.91)




Cerezyme

(imiglucerase for injection)

= AEIEFE | EARERE - HREE - =

=I1FA A s A
IR RREE — 3 (2.73) 3 (2.73)
TR — 2 (1.82) 2 (1.82)
*FHERAR U — 1 (0.91) 1 (0.91)
MEIG2S. RSB R USRS — 1 (0.91) 1 (0.91)
* & H M — 1 (0.91) 1 (0.91)
EERURE THEEES 2 10 (9.09) 11(10.00)
TLILX - EER — 1 (0.91) 1 (0.91)
B 1 2 (1.82) 3 (2.73)
bR 1 — 1 (0.91)
MoOEE — 1 (0.91) 1 (0.91)
L EMEE — 1 (0.91) 1 (0.91)
2 — 5 (4.55) 5 (4.55)
mErREE 2 (1.82) 2 (1.82)
AL - 1 (0.91) 1 (0.91)
*SEME — 1 (0.91) 1 (0.91)

7E1) MedDRA/J12.00DJEAGETHAE Lz, 112) (i LN A & Pl C Z AV EHERIZ [ %] TRL7,
BNCHITDENER CBHT—5) "2

KENZH01 53061 DEERGRER (TS ILEERER) Tl L A ABEISHIC IO TR A1
G LML A HERFRIITHOMRE SNz, HELEDOITRL, BB, 2K K
MUE, BERE, L, 25K, BFNTH -7z,

YU YA LFEDIMFET LN YT — X BEOIFITH 7Lk L TaL - Hikr kit dh
77 HEERIEL OB HEMED A REMEAVR N T UL E — O IBA LU BEIZTIL L+
F—EHDOIIT, HENETHIEKTH 7,

WM BT BARBN DK (19944F-5H) 4> 5199945 H £ TOREMI2, 36561, %9.8% (2 &I
HDRHEN TS,

* BRI IEFE L

Z DfthDEIER
MO T B REFIZAI4.4%, COMORIERIZNG A% TR SN Tz, Hishr i
AR FO RO Th 3,

@D MDEER
1% Bl E 1% K EETE
=1 ngnt =D, B TR
HEER HiE
nEwEE AT
WER i BEN
SERUBHER | 28 BaB g TREORH
s FREE. 2R, M.
SRR B EEAEE
L) BWD. 25 | M5 B e
E AN, SRR
ERERARE ALTER AETOEL WD, ASTES
N AESERR SR
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MEFEE

BOgS (d—Y 1kl

AUES

—=/Cn

B)YSHEAT—5)°

D= R IR EIC L AL (R4 - A 372 T —X) 60HAT /kg & 6077 [ R EFIRIA
5 LzEE, Midh o Lvavl 7 a8 — YR30 NSRS M RIS E L=,

YUAREMEREF I, W v axr 7 a2 — ok Fiiiix4.97. by 7o 2
1313.0mL/ 73 /kg ThH 7=, PUAGBVERE TIE. MEh2 LIk 7as 22— 05k
H138.947. Ifiith2) 75 2136.5mL./ 55 /kg Th -7,

OIMM;FF /AL TOL F—EREDHRE

s | o MBS (ne)
AR ERE (n=1)

E 140 4
B 10
i
117
3 1004
X
L
7 80
a
%
’:'If 60 1
=40 A
=

20

o 0 5 1‘0 1‘5 3b 4‘5 Gb 6‘3 6‘6 6‘9 7‘2 7‘5 7‘8 8‘1 é4 é7 9‘0 %)

AT
OEMEERMN/INTXA—4
15 3R] mhELE  mhoursx| anmm | LEHS | BB
== (=1 H] 7 = /32
“58 (B EnRZHA) (mL/%/kg) | (mL/kg) ) (L)
1355 —1 | HiERE 13.0 91.6 4.9 81.6

B0HNI/ke | HikEa (65 8) 6.5 83.1 8.9 154.2

GCR:Z)lLaxLrruia—+

xR IR TR S S 7= 188 20 (BURBLMEGE 1, SRl 161)
T AN ET Y E kg H7-D60HNL, 6053 AMEFIRINGE G- L7z,

6. FIERUAE (i) (37017 —¥ GBIZ FHlA) & LT LRRTE kg %4720 60 A7 2 Fad,
P2 TRUM RIS 5, UGS YA R AL /kg/ 3 A AT AL TS5, i




Cerezyme

(imiglucerase for injection)

5 1 ZDDBRENDIZITIE"

LB R L

(BB)RHBNRE  BORE (YIX)

YU, AIZIN YT — YA HEIEIRNEE S U7 AE 5, B R ED95~96% AT TRl

S, T ik, B oA L7z,

* %Ml Balb/c v A, n=24

i B AITNYT Y1 T g/ v I AEY I ADREEIIRIC B DIEFIRAN G- L. SlEd OIS TS 32—
DrNAXL T — VR R AR L,

(BEBBNEE  REHRS (FUb)

Ty M, AN T— X EHBIEIRNZE S 5 2 1R 13EMEIRN RS % L7z

B DEBBZOFMETIc L 3L T ey 4 — Y OREEIA BRI h ik h -7

(ANOCOVA),

* H:SD7vh. n=8

Foh Ty MEEHIRIZA 320 £ 5 — £ 0~300 80 /kg & W EHIRIATE G- L7z pe, RONaliom 1], 1358
ISR S U714, LEBHO 2 L a2l 71 40— E O RE & R 3 L7,

s 35"
& o MR L

(ZE)ENHRAREM (¥IX)

TYRIIA IV T —EEHENEIRNEE G- %, FFiRCBIEh s vavL Tasa—+

WHEREDIS, 7y S—HIZHD A EN A I v 5 —FI314.7% Th -T2, 277 S—Hllllg

IZBITLIR. A3 S—Y¥ D Lavl 7Tas 2 —BiEoOMiaNE T 28 2R .

HiAEh 7z navL7al2—8 g0 RO (3~4KFH]) THkL, 5k

S BRI R IR (79~841EfH]) T L 7=,

* H M Balb/e v A, n=8

7 W AITNYT—H T g/ 3T A% I ADRFIRANZ B DIEFIRAE5- L. 2055 DI 2 BREL,
FEHIRa A R U CR AR o v av L 7as 8 — B iEEO S A BE L., iUz, 77,
BHaho L ary 7a s 24— X iE ORI L E ST L=,




{ERREF

28

YLUHPAL (—BG AN T —E)ITT—V 2D ~vra 77 —ICERE LTV A BEIEE
LAY TV RO G REE LTV Tai A — YO B ETH 5, LA LIL,
LTI AN KD F v 4 =—2 o 28 =P8I A X h 7ze bR - )L akL 7o
VE—-YOFESAEBAIL, v/ 2RI THI LI, EfileThEvruT 7 -Vl
SR ISHAZ ., s &R 5,

N 37027 J203 1YY ARERREBRLE B bl BRI I0T 7~ ICEURENS

BT A
@ VAELTEVE




Cerezyme

(imiglucerase for injection)

FERRPREBR

1Lt 7OV R CRAERB) [CR 9 DEEERRIG (n vitro)®
AITNET—EETLTIN T —E* ORRIVEN 3§ 2R E R L7z, &%
TRIRIEI ST BRI K KO V) IZEL FOEFBDTH 72,

s BUEIRARSE IR
Q@ IJINtES—HEETIVIINES—EDMAKREEE (& n=3)
B % K (u M) Vimax (U/mg)
139 E5—F 43.2+15 29.1+1.3
TGS —+ 43.7+2.3 30.1+1.2

FO I RIRE L3y Ty FOT s Th A ARSI p-= a7 2= )L - B-D- LI T VR
KT BEL AL RONEREE RO T 7L & 5 — ¥ O E GBS Lz,

IO 7—ILETI—ICRT BRI (n vitro)®

A3 N F7—¥ DTy Milifa~vra7y—oD~vy ) —AL v Ta—1x T A5EREIE. TS
Lt —YERIFEE ChoT, 7o IHEBHIOE(E iRz 7L avL Tas 2 —¥ KOJE
BEIORRAHCR 7 L3 Tul 4 —Xid, ZOMAEITRLUTHIOHFERE Th -7,

@~V / —ALt7E—I 3t BHEERBEDLE

(%)
100 o O JEEEmMECTEIRA
J)deL7ova—+1

| S et d
e FEERTRAAR SR

L F)atLInvE—t
& \ TS —t
'E' 60 -
p
m
iz
X 40
2
2l
A
[=]

20 4

m
0 T T T T )
=10 -9 -8 -7 -6 =5 (M)

Log GCRE

7 HE:SDIY DTy MY Ty —VARWT, wou 77—V DY) — AL TR — A TR
5, YLHAL, TN ET—X, JHBRIOBIATHIRA LTl T a4 —¥ KO IHBAI O
MHk 7L akL TaL g — DB [—< ) L — S UIETIVT IV OREEa I (FHEERE) & 51
ftiL7=,

VIV L= M VIET N T IV vy ) — AL TR AR VR

29



ZEMFEARNU SR

30

TR R

=R

L MRIBHKER (Y)))?

A=A FINIAIZ N £ T —+F0,60. 30054 /kg % ZDNETE TIH I ZIZHMEIRNZS-L.
AEAFER L BRPR AT L, PR ER, JEATE O R, ILE, PRIRE IO IR, (ORI A L7z A 51
AHNZBE B BRI AL NG D 5T,

HERSEHRER (Syk - L)

Cr1:CD" BR VAF/Plus® 5 b (# - It) D=7V (H - 1)
5L - 2R R, BE RO, BEE] (18R =57)
#58 (8l /kg) 0, 60, 300, 600 (f;f:‘t,lﬁj—@?};?,?:'33é|)§gc:&5w;)
E T 5 L

&R

EEMR AENCEART B EEAONBBMFREAONED 570

RE‘RSSEERR (S -9

SD b (1 - i) HZTAHIV (i - 1)
S sERE - \ N N
,HHFEﬁ . ﬁ;i @1@\ 1335Fﬁﬁ\ ﬁ%ﬂﬁ%lﬂ?ﬂ%
BE5E (BAL/kg) 0, 3, 30, 100, 300 0, 30, 100, 300
® T L
. BRORMSIHEENE. RASHE | ARSBE5T3EZ150356H
R || ERARTEIGE. BER BTRE | BAShAN ok, 1370 E5—t
RENR | e 5 ARICKT) choDE | DAV FLICHTZESHE
(LI IBMNDBRETH S & REENS, | 3008 /kgll FEHBEN S,

MRS ER (Svk - 5)L)9

SD 5 MO H = I AFINAA IZ I+ T — X A1 SEEIRPN AR S- L7258, @i o
ZAHIAREFBILz, PUARBEERIZIZHERISERAO NIz, ZOPUAEEIL, Bk
HEARIEHRG L2l L RERIETHHEEZON 5,

TREMHE (n vitro)'”

PILEXT R KO KR FHOTREE LR R (7 b ORI S953 ) DAL T KUFEAF
1 PICBWTEIRERE R R AT 7R, 413707 —Bidn$FhORERF K
2B IS B A AR S BRI ASN L 57,




B CRTHE(LFNHR / RAZNEIR

(imiglucerase for injection)

Cerezyme

BR7IC
B

IB{LFHIRNR

RAIFHEEIR

— R FR:AIZ LT — X GBIETHIEZ) JAN)
Imiglucerase(genetical recombination) (JAN)
Imiglucerase(INN)

b 2% % eNRYESRHE S S HR 3 A e DNAD R BUZID F v A =— 2/ L 24— JIHE
Mg CrEAE SN 723- LT T O =B % VTV = B-HFIN A= L O
FUPI=F— VORI KORESA A~ /= AL =497 O 7 3 [ ik
(Cass2Hs843N6710711S16 5 771 : 55,509) 2575 FE & (41 & : $960,000)

sy 1 A CosseHssasNer1Om11Si6
YAy f- 1 $960,000 (L — 3 — A A AV S i)
o XA ET—¥IE, TR AT O EAEETE Th B,

RADFERHAF PICHIDRE M

REERMG  |REHE ReFME HERIEE & X
< N HERHARS 3
whe Btk ok, | R RBREELTH
2~8C | 3618 R DR " PH, NEMBRT. | it 2 1
ToRMRS BB | Gz s hhh o7

% 20mL AN TZENA TILAE, 20mm ) IVAFES L —TFLru—Uy =T L., TIRF v
BT) T E v T E20mm 7L I =T LY — L TEE

ARRORENM
HATDRZEL
fibAlEDECEEAL
HATDRZL

<BE>BWRD DERFHE FICHIIDRENM
RAEEt | R0 R HERIEE

& R

180ML%#250mML 27> |« poy 0m s
1.2, 3. LARBRICERFEC ;&7’@3 ¥
4B | ALTRE (REORTE | gap ~ Pk

i)

AR PERIIE (160L) THEPE Sz L 4 AJFT & I 7220 M

imETERATIC LY. R
FHHSHRIIRBIER
RE

2~8C
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BBV EDEE / Q3K / FERER

32

RV LOER

EhEIBER

MEIX D Yk, RIEE, QUGS R - RAIFEOLTRIZ L O T 5
Z&

B R 2~8CIRfF

HRHEAR - 36 H

VAR e)%

AFPES 122300AMX00439
ARBER : 20114°1H
EAMEAEINEER : 2011431
BR7ERAMAEER 2011431

BEEHER LY LH20001319984-3H KD 10E MO HHF ALT V., RAEMEROH
VEDRHICEE D E A 73 —1 CEFRBI4RF2HA T OIS ERE 4L

) &I L7z,
* BRIk




Cerezyme
Igiﬁ* (imiglucerase oninjection)

FEPERE : M 3ol BRI AR U 2L ERER | 1998 (KGRI SR R}
JRH 1, il /NSEREESIE 76(8) @ 1325-1334, 2013 (P48 A AT Al Ok

4) El-Beshlawy A, et al.: Mol Genet Metab 120(1-2) : 47-56, 2017

5) Weinreb NJ, et al.: Mol Genet Metab 132(2) : 100-111, 2021

6) +EPORE - IR - S5 - A - B - e MCIsiT A RRET, 1998

ALK - IR - 53 - A - PRt By 0 8T, 1998

&) tE K« SEPE : ¥ 1A S fHT2AkER, 1998

9) kLR s SEBH : —ARSEPE 1998

10)#ENEDRL - @k aEE. 2 oMo, 1998

igym 1) Grabowski G, et al.: Ann Intern Med 122(1): 33-39, 1995
2)
3)
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RERTTREORBRSBIFRUIER (XEFERERVEVGDEEZZT)

1| 3 pE == BUERRTE ) T4k E 1t
%&%ﬁ%%@ T163-1488  HUSCABHHHIX P = T H20 %25
|\
NOEFR
- W7 bRt
Viksask MU FOREE
BUabtk T163-1488 W RUEbHITEX FEHTE = T H20%2 5

7 —=44¥)L 0120-109-905




Cerezyme

(imiglucerase for injection)
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2 Cerezyme

(imiglucerase for injection)

wemes: ) TR &+

T163-1488
RREFHEXEHE=T B20%&25



