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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%rﬁ%@%@fﬁf‘%&b\%@Fﬂﬁﬁ,ﬁﬁi*ﬂﬁéhfb\to AFIZBNTE
YU T —ZIKGRGMIC, BRI A B ORI FE % i E IS . KRBT ER 2 IZYID
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=,

YL HA LIF19944E5 HIKIEITRR. 19974E11AIC EULS # [E TRGR X4, 20224E12 H B,
K807 [ETHKFREN T B,

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. BEFHEEARTTRESNRAT FMFELTEME7IVT I EOEFER
h BRAEEATVWEEA, (6H)

2. ELYALIE, FrA=—ZXNLRZ—SEMRTESEShf-ERG -7/t TO 55—
DPEHEEEL, v /—AKIFICTIEICEY, ENHBRTHZY/O77—2IC3h=R
<A ATh, hHEFRELET, (in vitro)(28~29H)

3. ELYILDREERISHHRII [T— oROFERK (B, M/ MRk iE. FFEERY
BER) DLEITT, (6R)

|5 MAEUIZNRICEBEET xR ;
P51 AANIT =V B BFIEROERRAITHD, OB H7-> T, T = |
P OREOBEIAHE L BE AR T L,
P 5.2 AAOT—2 I RO MALEHFIT B2 T— WOFIER (RRSEEER) I |
PO ARRIAT LS AR ST, [8.4B ] '
i 5.3 AHIOT— RO MFREIRIT R4 D PEHIRE L T,

4. ERBEMERELT. 7FH747% 0 —(Z58ER il BRE. MEZE. BEEFR
B, FRIREE. WIS, MERT. F7/—€, B ELEEORBRE) FERESh
TUVET, (FKETH)

FHEMER (REFS1%E E)ELT, IEM, SHE. 3. ERPZ. BF5. ALTLRES
HWESNTOVEY, (KR

FHICOEEL TR EF L IN RN NEZEDRERRVERBENREMORERES
CEEFEELY,




R lFER

[EESEIRFERIFOUEICTDCEESIEEL,

3. 8 - IR

4. FNHEN I
R

5. FEEX I
FHRICESE
I5FE

6. BERU
HE

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

H1) F v A ==L 24— IS XD e,
RANGBE TRTFF— VA LTS, F72, sy o MR 7 2 OO b
)TV RO VRIS A L7

W) AIZN LT —¥ GBIz THMIEA) 1HA : AR Ep-= b 722 )L-R-D-Z LIS/ V%
37°C T AIZ 1 mol 43 fi#3 5 BT

3.2 WH|DMHIR
MR - B BE~RABDMERT, 131 7ILEFHAKI0.2mLISEL»TEE, EEBERLR
pH 5.9~6.3(1/31 7L & F 5 AK10.2mLTiAEE L /-85)
e AER (B, /MR, FFRRIE RUSBEEIR) DE

5.1 2&%’] IT—Y IFIC BT BRERERDIGHEAITHD ., ZOWHIZH/z->TE, T ik
W HE L7 BB RETHI L,
5.2 2&%]@:! =¥ R I RO TR S 351 2 T =2 2 ROFEREIR (RHZEHREIR) 1§75
RFAT LT VRS Tnn, [842 1]
5.3 AAHNIDOT =L 2RO RFREREIR IS 95 G R PEIHE L T,

AINET—¥ (BIETHIRA) LT 1A E kg 472060547 2 FE, 1~28H2 T
RS9 %, XU R A TR /kg/ a8 A s 0 A T 515,
P52 72 S5 TUIHFE L N 7L AT S AKL0.2mLTHERE L. 154 7L 372010.0mL %
ALY %, DEARREAFF AR AL, REERIZ100~200mL &35,

Bk, JEROFEIZ XM RT3,

F7z, RS- LA R R A e L, RIFRSGEIRED Fifi U CAL N 225/,
HMERFF L UTHIHIE KO WE L TR0 BRI AT B RSB L e 23 53~64 HORIFE
TEBITHEAT>TH L,




Cerezyme

(imiglucerase for injection)

8. E=1x 8.1 AR BHARE SRS BIEIL. WL IEAHEHIRF, LEA-T, A7l
- o 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

WEPEALRERIE ONZA I 25— GBI TR Z) IS T2 IR R A DO 720 DI ¥~
TUERHL., -20CLL T TAFELTEHLZE, [9.1.1. 9.1.2. 11.1.15H]

8.2 KA 5 KD MBUESRITEZ LA D 5, K FEKSERS SOOI -HE1213
Pk, EYIREO K. FolsRaroHEsEE 528 (Bik 223V HlOR]
50 A T 5HOAUEIZ LD, AFIOFE G2k a8 Th ~72), [9.1.1, 9.1.2,
11.1.1%0]

8.3 KAlEKGHROBFIL, AIMD+ 35 bGE IR A1 57201 ) A S A O HifG %2175
ze,

8.4 B H7-->TU, AANOT—L R I RO TMEN 425 RIZ DO TE, ST Lé+47
BRGED SN TN LA BFHITHIZHHL, AV T+ =48 - a eV 8528,
(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%

B2 PURDOMEAEIZENTH S, IgGPRIRIINZEBED IS, $946% H i 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
XNBBAIZDOAREGTEZ L, KA FT5 LM REIT I EL COan, AHE
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,




R lFER

11. BIFA

14. @A LD

=
lIl?\

15. ZDfthd
ER

WROBEWERD B 6B EH az%)@f R

Gt 424 S e QUEE1T S

1.1 EXGEIERA
N1 7F745%—
TOFERE, WAL, %

(BEEEAHA)
JFRE, MR, M AR,

ATV, FEDE

2O ON =LA 113 %

PRI EE, TG, MUEACT, 77/ —€,

Nk, AR MLES OB SR HEbNEZENH S, [8.1. 8.22 ]

1.2 ZOfDOEIER

1% E %% SE T
BB |En B, 157 T

HEEE H7E

nEwEE AT

WER | B BEL

28RO 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

1411 KAZ BT 21X, AREE
RIHIAETH T &,
14.1.2 XA LZEE, IR TEYRECORBEZMERL, Th o4t

SRk

Z&,

ImFE IR L

7otk SR TRIPICIEIRT S,

BIEHHL 0

141.3 1 HH TOHRSEA FLUEIZU T, /34 70 (400) Hifi TlRIOE 5 B4 45
(BHEHL 7234 7L &E ) ZE DS a[RETH 5,

14.1.4 R, EH SRR R I T

e Y NN

WIS HE UTIRGEL W &,
14.1.5 hOBIHIE ORFIFXTBZ L,

14.2 EZIRE5RBFOIE

R A

TSI, BRI

0.23270Y OFKMEEAR) T—FINZNT 4V EIRX Y TL Y T4 Z =R POt b

THZE. NEYIBREHO A

LN &,

15.1 BRERfERICESIEHR

HHEARAEN Ly M, HESEDAREI$720

1511 Bli& I ERE I E T — 2 IR OBERID S OHE Th 5. IMIBWTARAZ KRG HhOEH

1 L FEAE 572

29')67hté:0)*|i¢75°2’650)f

i RED AT A MR U YA E %175 2

15.2 FERRARFHER ICE D 1R
15.2.1 KFI O FEFERE KON & APl 9%

A DIPIRGER T B L7256 1

ARET B RO e FTITDITOEL,

20234 -6 HIRT (BE1R) O T{b S 7R M S I D R




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—)"?

g )
1t %:
Ji i
WM H
woB At m

BOH T R

D O—=v R T EE AR R,

1) Grabowski G, et al. : Ann Intern Med 122(1): 33-39, 1995
2) *ENRORE  UiEAM I 1) B RRIR R + AR 2OV ERER, 1998 R IRFATAN 2R}

B (VAR EEL A 51 kA P A AR (R0 P 4
F—¥) L MEBHR LT Tas s —EEF (FIL LT —4F)
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>

NR=ZF4 V565 HEEEONEZ O U, i/ MREL TFER L)
JREFEDZEAL

< BTG H >

HIEROZAL L E

<R AEVERHIEH >

BEF RO PR pE E L

;D BEERIE. student t#RE KU Wilcoxon DNER FIRR E GHEAGEZ )

i3 Fisher DIFEMELEME (A7) —ZR) I KDL=,
NEZ T E, M. AR RO EREOZ, $5Ri%O
[Fl—FEAN DB I B DB S t #7E O Wilcoxon DIEN IR E, FERE
MBI IR D20 t BE S O/ X3 Wilcoxon DNER FIR & & T
fE A L 7= (A A HE < g I5%) ,  F 72 B SEIROZE(IE . X A i {5 AT .G
WEOWL, ERZE. 2 7u 0K, TILy~vfY—T52a
ZI 7 EETUTAHRIE D E) 25 5 L ICEHRIL 72,
BEH R OPUAPE AL, E5RES SICBR L,

15H LY ALE TIVIIET—EE &&t
FER B/t p8=/17.00 : Fisher @Eﬁﬁﬁﬁ%"ﬁffﬁgﬁ/; 1718
i () 1B o 33012-69]
e

I5H

LY A LB TIVIIES—EE#

ANEJOEE (g/dL)

10.72+2.23[6.0-13.6] 10.89+1.33[8.7-12.8]

(e ] p=0.06 : t} . p=0.9 : Wilcoxon DIBRIFIRTE
/g (x10°/mm°) 68.53+26.73(25.0-119.0] 74.20+28.24[28.0-138.0]
(EEE] p=0.58 : tA&E. p=0.51: Wilcoxon DIBRIFIEE

P& (mL) [#5E)

2,521+713[1,409-3,929] 2,788+985[1,400-4,354]

fRitE (mL) [EE]

2,369+1,558[440-6,691] 2,603+1,730[750-5,616]

*BAEIZAGEHIE

VYo fiE R e i 2




Be PR R ¥R

10

BN _E
R G 5R

NEJOEVEDZEL (FEEHMmIER)

64 ARG ISDOANEZ O U EIZEL FALRE, TS5 —EREEBIIN—ATFL VP EH T
IZIEIIL 7228 (O FhE p<0.001: WIEDH 5 tBE). Z L RICHEBZAEERD bk 57
(p=0.90 : Wilcoxon DMEN IR IE ). 64 HKERTR—=274 22 51.0g/dL YL EONEZ TE Y
EDOIEIMA AL BEDE AT L AL TT3.3% (11/1561), 7Lt s—¥ T
80.0%(12/15f5) TH -7z,

ONTE/ O MEDHTE .’\”—1“51’;/75‘567755#?“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 -
~ 121 12.474£1.35 é/dﬁ 1.92+1.03 1.58+1.50
a
g |03 *%p<0.001: | *%p<0.001:
s 11 WMIEDHDURTE | MICDH DS RTE
%% p<0.001: %% p<0.001:
1072222223 Dl Wilcoxon @ Wilcoxon @
BRI A% E ERLFNHE TE
10 A
5 = (FE=)
5 1R p=0.90 : Wilcoxon DJERLFN4E TE

S e

MR DZ(L (FEFHmIER)

64 HIES DI IMREUI L FALRE,. T2 T — B REEBITR—ZT4 VS A T2 BE
L7z (g p <0010 b 5 t#E) . ZLRICHFRZEIRD S a s -7 (p=0.35:
RHIB DNt 5E, p=0.59 : Wilcoxon DAL I E ). 65 HREm TX—=274 2 530%
LI EDI N D BN A AS N 7z BHEDHNIAIE L 1 L8ET60.0% (9/1561) . 7L+
5 —YHECT33.3%(5/150) TH >7=.,

@I/ MR EDHEFE O~N—ZS51 > Hh56HAEEED
(X 103/mm3) Eﬂ']‘*ﬁ%l@ Eﬂ.’,
[ RN ELYALE | FILILET—EH
T IS — 68 (n=15) (n=15) (n=15)
R T ——— ZILE
91.20%45.08 (;1‘03 /rﬁf) 22.67+25.82 | 15.80%+20.03
0% (] [-27.0-76.00] | [-11.00-52.00]
;j&\ 90.00+34.00
8 801 74.20+28.24 *%p=0.004: * % p=0.008:
WIEDHDRTE | MICDH S IRTE
* % p=0.001" *p=0.011:
W Wilcoxon @ Wilcoxon @
68.53+26.73 pf& IBAIFIAR TE B FNA%TE
60 -
; i (BMEE)
1R 540 p=0.35 : IIED B W IRTE.
p=0.59 : Wilcoxon DJBLRLFIIEE

STl = AR 2




Cerezyme

(imiglucerase for injection)

BAN_E
R E BR

FaENOESBOZE(L (EEHHIER)

65 A OIFARIZEL FALEE, TN T —ERELITR—ZF4 V66 B2 KD
L=k (O3 hg p<0.01:x Db 5 t#E) . ZLRICHFEIZEIIRD SN ah -7z (p=0.98:
KIRD Nt R TE, Wilcoxon DIEN HIFRTE), 64 AR TX=254 1 510% LA EOF
BRI AEN T BE OB L A LR T53.3% (8/15%1), 7Lt 7—XHET
60.0%(9/15f5l) TH -7z,

64 HIFS O AT L FA LR, TN T — B REEBIIR—2T4 V95 HIZ KA
L7228 (g p<0.01:xfi8Dd» 5 t #E) . 2L EICHFRIZEIEERD 6 e h 57 (p=0.92:
HIB DNt TE, p=0.74 : Wilcoxon DNER IR TE ), 64 AR TR=254 V5 510%
DL EOMEROI D BAS N7 BEDOHE A IZEL A LFET100% (15/1561), 7L n
7 —YHET100%(15/1501) TH 7=,

OFZRAVERRED#SE

(mbL) (mL)
3,000 { 2,788%985 3,000 - -0 L1 LB (n=15)
2,603+1,730 TV LS —tEE (n=15)
2,481+854
TEIEERE
2,521+713
B +
7 2000 2,217+532 % 2000 { 2301358 1,729+1,034
= 'R
-0 L1 LEE(n=15)
TIVT b5 —E 8 (n=15)
] 1,467+839
TE LR RE
1,000 1,000
T T T T
0 6 (A 0 6 (A

REHRE B5HHE

ON—ZZ1 > 1565 AEERDOHERNZEIL

ELYALLE (n=15) TV T —E#H (n=15)
ZEE (mL) —309.90+329.16 —306.73+319.67
[&EF] [—1,029-162] [—778-244]
* % p=0.002 : JFHIEDH B tAEE *%p=0.002: WHEDH B IEE
p & %% p=0.002 : Wilcoxon DIERIFIAETE | * % p=0.005 : Wilcoxon DIEGIFNIEE

(B¥FS7%) p=0.98 : MICD L W tAETE. Wilcoxon DIERIFIIETE

ON—RZ1 > Hh56» AR DOEETROZEL

Py fi - A e 2

LA LE (n=15)

FIVIIVtS5—EE (n=15)

—901.87£856.61

—873.00+811.11

[#6E] [—3,612-129] [—2,582- —178]
%% p=0.001: HICDH % t 1% 7E %% p<0.001 : WHIED & % t1RTE
pf&E %% p<0.001 : Wilcoxon DIERIFIARTE | s % p<0.001: Wilcoxon DIRRLFIIETE
(B¥MIZ) p=0.92 : JIED L& W IRE. p=0.74 : Wilcoxon DIBELRIFI4EE
P IR UE (R 2
@61 B TN—RT71 2 H510% U LORERE BBRORBRIPHON-EEDEE
&t R

LY LB 53.3%(8/15f) 100%(15/15f5)
TIVINET—E# 60.0%(9/15f5) 100%(15/15431)

11




Be PR R ¥R

12

BN _E
R G 5R

FIEROE(E (BIXFHEER)
6 I C =274 ¥ 2 BEHEIR DB A A D N 7= DB AL 4 41 T63.6%

(7/110), 7Nt 5— X RET58.3%(7/120) TH ~7=,

ON—2F71 2561 ARRICETHBEKRDE

LY LE TIVIIteS—tH
& 63.6%(7/1115) 58.3%(7/12131)
ZHL 36.4%(4/11131) 33.3%(4/1211)
=t 0.0%(0/1141) 8.3%(1/1241)
ZEM

BIEHIZ L A L8 T46.7% (7/15651). 7oL+ F— ¥ HET53.3% (8/156) 12589 5
Nz, TFBIERIZEL A L8 THEA 2 (13.3%) THD, TILI I+t T —ERETHEED

311 (20.0%) . HFNKUZE I FERENZ205 (13.3%) TH 7=,

67 AREFE TITHIA I T —VHiRIZEL A LBETIB, B oL Tuixa—+
PiRIZT L5 —EREC3RNZZRD ST,




Cerezyme

(imiglucerase for injection)

EAZHS
ARFEiRRE

RIRICIE. ERARRSOESIN S
LTXfESh, BEEFMHERELTRESNLT -2 TH57:8

FhTVEY, KFHBRIE. BERSERTERRAETLE
. RBELTHUET,

ENSERTH AT

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

KISLDEFEFHEDI B4, Vv PAL - Dy S ket Bl 3 74 RA&SH) OB TH 5,

H ) HARANT =Y g I~ TSNS
X :

B3V A LDOEEIRTOAH M
B % 5l %,

19984E-3H~2006F-3HE Tlot L ¥4 2D IRIE IS B ghdh 7z HA
AT =2 i I~ G 155010 55, F4E ZEMIPCARES ], 5 #E
42051 Fx< 110451

<B RIS R >

W e A L, ERT W65 BE A & 5 5505 K O % 5- Bl da s o A5 #h P
A2 H 23 A CARRL RSB D 159151l 4 Ba V725145

<AV R >

RS 25 (110151)

P ZliaikA —7 iR
s <ARMERHEE >

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

: ﬁ?ﬂéﬁ%ﬂilﬁﬁ IOV, iR EEE R L, e AR

VR AF 1 s g BER & U TR O e B UC Rl A &
FhtiL 7=,
BIER, PUARREE OB BUEI S DOWTERI L2,

ETT R (AAERATR) |

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 RRERUSHR J—2 TROREER (B, M/ MR PiE
P RUIZHRICBHET BT (k) 5.2 KfloT— /17[[’*”&01]1*”*%‘
PORHSEIER) IS § 2 R3S L & o e A EAVR S Tnvsn,

HTHEHE&U“E' REAK) DEE 5. FHEE
BiypT— /IJ“O)D%FM
[8.4% ]
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EANEHS
ARFCiRRE

NEJTOEMEDZEL (B HEHmHIER)

R IE R I B T BT a e M CPY I BEHERR 22) I3 R —2 T 4 VIR D10.1+
2.4g/dL 7 524 TI1312.2+1.5g/dL £ THIIL, ZD#%13408H I % T12.0g/dL
DL EAHERR L7,

OFEIEHHIFDANE I/ OE AEDHTS

(g/dL)

1607 pymrimeme
150 (A

14.0

13.01

1201

11.04

W\ MO D

10.0 4

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 (&)

RE5HHE

MMREDZAL (B mIER)

S E R do T B IR (P R 26) 13X —2 5 4 VI 0010.347.0X10"/mm”
7516 I 15 T1316.148.3X10"/mm* £ THIIIL., Z D #%I3408H 1 15 % T15.0X10"/mm®
Pl bAMER L7,

OF[EIF A O M/ MRE DO H TS

(X10%mm?)
45.0 5
FIE I RE
4004 ( IRIRAIE

35.0

30.0
Q lo

(3)

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




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
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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)

INET—3 155 AiAB&(ZICGG Gaucher Registry ICESFSh-BET —FEHRAMEIINE - BFLL
]]f'ﬁg(-s(ja'z) RIETHY, REMIOVTHEHAEEERL TV EY A, BHERESCHERLOEE
et ZIDIN-Y RUBF LI F AN EE BB ALY,
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 ) NRT =2 2R ERE IZ B 15 2L 4 4 B 515 O I % 22 1.
figes RO T 7 M 4 %55,
it 51 201549 A I 25 C the International Collaborative Gaucher Group

(ICGG) Gaucher Registry 28 k&, #lEEHEEL TEL 914855
ZRalE L YA H R IR R 0 s A Y H (IR e BB D &) |
ZWrH, #Inl5-H K Oa 580 7 — 2 5359 6 N 7218 Al D T —
v R IR R 35 253151

Vil W KBS OR—-MC KB HRE, RAMERER
FEOM E H: MUREER ST A= (NTZ Y V. IV NG I O IR ME)
figas S7x—5 (FFER. AR, IR KON, BRZ2a7kE
fiE A Bt M BREHMlEEHA =274 @I 52 528N T). 1, 245, 34F,
AE KOS R CEAY L7z, & BB PN e L7356 3 i B
DT =25 LIz, R=ZAFA VRO THrua—ToTT—2%D5iLE
TR 32 A A W U IR Y o0 A 6 C Rl i b - S i L 72
RS 5 ICGG Gaucher Registry D7 — 23 EHEEDATTNE KT TS
Zl, HsIC KDIERIBIZEN B B Z &, FLA A b A 2 0 B g
NRFEEN T R OZW R EN SRS H L6, K
T = AR=2 % T ON I FERIIDTLEETOT— R IR EIC
NMETEBED TR,
LSS I B =
EH P S s 2 PRl e B 215
(n=221) (n=32) (n=253)
TR Bt 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

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=,

OEMzH§2BEDEE
B
&
%)
2l
a
(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

12/ 1g/dL K (L), 12g/dL Kil (B14)
2REHB12/ LT 1 10.5g/dL Kifh

65 AL L2/ LI : 9.5g/dL ki

65 Ak 1 10.1g/dL ki

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 4>

FFETE (MN)

BRE or &1 1.25MN LT

FEE 1 1.25MN#B. 2.5MNLTF
B : 2.5MN 8

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
<IH/NARIBADTE D EAE >
M/NRE

BEE or £ :120x10%/LLIE
R 60X10%/LEIE. 120X10%/L KM
EIE 60X 10%/L ki

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
< EOHEE>
A (MN)

B}E or & ISMN LT
FEE  SMNE. 15MNLT
EiE - 15MN

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=,

BROZItL

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-
BIETHY., BEHITOVWTIIBHREEELERL TV E A, BHERZSCFERALOEE
Z(IDIN—Y RUOBFLEINAERANEETSEELILY,

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

NEJOEMENUEMNZE T HEEDIG

10 KO0 - B D NTE 7 O & AT IR IE R e, IR & 12— 54 VIS
EHEUTH IR 7 (MIEIERGH R, W3 hE p<0.0001: IEDH 5 t ¥ Il
B, WFNIE p<0.0001: X FIEDH S t BiE)

104E R U204 - e D B A A § 5 FH O BN A TN IERG I RE, MR L S 12—
FAVEERE B UTH RIS Ue (IR IER . W98 p <0.0001 : Wilcoxon D
TR e,/ MR EE. W d p<0.0001 : McNemar 7€) .

ONE/OE & QOEM%EHFI2REDES
PR IER B PR e B BRARIERE B (n=299)
(g/dL) (n=299) (n=159) 204 95 5 skokok
16
FigfE  kx*k "1‘;‘3‘ sk Rk 105 2 8 o
14 1370 133 134 N-ZSA 58 2
T T T T T 1
24 14 11.7 0 20 40 60 80 100 (%)
N BEDIE
Ed 10
2 B LR (n=159)
E 8 204 9% 6 sk
Z 6 104 94 6 kkk
& o
N—RSA 63 37
4 T T T T T 1
0 20 40 60 80 100 (%)
2 BEDIE
0 : £ [g/dL LUk (Zeth). 12g/dL U E (B18)]
N 10F 204 N2 10F 204 A [Mo/dL K7 (i), 129/dL &K (B1)]
A4 14

*k:1p<0.0001 (vs. "—ZF1>)
%%k 1p<0.0001 (vs. N—25A>) WilcoxonDFF SIBAIAZTE (BERHIERHES)
KRB0 B BURTE McNemartRE (B AR E%)




Be PR R ¥R

22

J-v1RIEEE
EWMRELS
Gaucher
Registry %

M/ \MRE N O I MREAMEZE I 2EEDES

10 KO0 - B DI MOBU SR E R . IR & 1o —25 1 Ve &t L
THBZIZWIU: (MIEIERIEE, W he p<0.0001: WIBDDH 5 t e Il e,
p<0.0001 20 p <0.01: WIED B 5 t BiE)

104K U204 B DI NI E 24 32 R O B M E R e, IR ed e & 12
N=Z2F4 V& IR UTHRIZIRAD L7z (M IERGH L. W9 g p<0.0001 : Wilcoxon
DOFFFMAN R E NEERGH . W38 p <0.0001 : McNemar B 7€) .

@1/ i £ O NMRIEEH T HBREDEE
BRI EE B FER i e B¢ BEARIERE B (n=293)
10°/L) (n=293) (n=159) 204 64 RN <+
350 4
FE . 10 60 30 10 Eokatd
300 288 . N—Z51> | 9 28 49 14
257 0 0 40 60 80 100 (%)
2507 229 BEDIE
% (150x10%/L #8) 11 B (100x10%/L LAk, 150X10%/L LLTF)
5‘{ 200 ﬁzgk ﬁ:;k W EEE (50X105%/L LIk, 100x10%/L k%) M EE (50X10%/L 5Ki%)
i =
# 150 | PR LR (n=159)
205 87 13 kkk
1004 92 104 91 9 %%
RN—R5A > 70 30
50 T T T T T 1
0 20 40 60 80 100 (%)
0 ‘ BEDEE
N=R10F 205 N=R10F 205 & (150x10%L#8) 1 A& (150X10%L I F)
A FAZ ok 1p<0.0001 (vs, A—251>)
#:p<0.01, *3*3*:p<0.0001 (vs. N—2F1>/) WilcoxonDFF SIBATRTE (BRREFEHHEY)
TSN BURTE McNemart&7E (BRI S B¥)

HFaBENOBREE

104 RO 204F- W OHF A TS IR IERGH . BB & S 1TR—2 54 VIR & i LT
ARITIRA U7z (I IER . W3 e p<0.0001: *HB Db % t M5 A H T
W p<0.0001: HIBDDH 5 t ).

104 O 20 I D IR A R S IR I E R C F\ TR—2 54 VIS & P LT 720
L7z (O g p<0.0001: XHIEDBH 5 t BE).

o P
[ Jiyn3i @A
B RS E R B B B EE B
(MN) (n=74) (n=35) (MN) (n=74)
25 20
T 23 . 18.2 T
20| 16
1.8
14 |
= 15 » 12
2 *kk Kk T oo A 10
& 10 10 Moo Ll
10 8
kkk
6 5.1 kkk
4.2
05 ad
2 | .
0 ‘ 0
~N—Z 10 20% ~N—Z 10 204 R—RASA 104 204
sS4 sS4
o1 p<0.0001 (vs. N—2 5 ) #5% 1p<0.0001 (vs, A—Z51>)
WD BURE NEDEH BURE

MN : IEH 3505 5




Cerezyme

(imiglucerase for injection)

_yIﬁIg:m\%
EMRELTE
Gaucher

Registry %

BOU—ENUBREZEIOREDEG
104 KU R0 IEIAD ) — 2 A7 5 2 B O M A TR MIRIERA Y, IO {14 1 & & 0

N—ZAF4 VI IR L THREIZ

Wk A U 7= (N9 ek JE i Y BE. p <<0.001 & UF p=0.001:

Wilcoxon DFFSMEN M E ~ Mifigfa i, g p<0.0001: McNemar #7E)
A A T 5BE OB IR IERS U RE CL0HE M L IS B TR0 R TR —2
FA VIR & R UTH BITIRAD L7z (M IE 5 B, p <0.001 : Wilcoxon D £ 5 B

W Mg EE,. p<<0.01: McNemar i),

@5/ )-tEFIHRENES
BBRIEEILE (1=113)

207 | 97 3 ok
104 928 kK
N—RF1V 85 15
T T T T 1
0 20 40 60 80 100 (%)
BEDEE
) BB (n=46)
204 100 skokokok
106 91 9  kskckk
N=RAZ1AV 52 48
T T T T 1
0 20 40 60 80 100 (%)
BEDEE

i

]
%3k :p=0.001. **3:p<0.001. **33*:p<0.0001 (vs. N—R51>)
Wilcoxon DR SIEAIRTE (BRREIEHELIEY)
McNemart&E (RERRRHE S E%)

24
AGRERILICGG Gaucher RegistryiZ
B0, M

OEEEZETHIREDEE
~ PR IERE LB (n=118)
20 | 59 ] NS
10% | 72 280 e
N—ZFAY 53 47
T T T T 1
0 20 40 60 80 100 (%)
BEDRE
~ PRfEHE LY (n=49)
20 | 4 53 *
10% | 31 69 NS
N2> |16 84
T T T T 1
0 20 40 60 80 100 (%)
~ BEDRE
5

*:p<0.01, *3**:p<0.001 (vs. "—RF1>)
WilcoxonDFF SIBMRTE (BRREIEHEHES)
McNemart&E (BeAsi L B%)

NS BEELEL

Bk BEHE T — 22 %AREIE - BT LT
ZBE-9 B ST ;t%bwévhfnit%o REMERIZOWTUEDIN—Y K
?1'té7hv7"«_ J\\f‘l‘jiwnaﬁé’u é/—{EE<fLéL )

23



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 = s

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)
EER — 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
HIRREE — 3 (2.73) 3 (2.73)
TR — 2 (1.82) 2 (1.82)
*FHERAR U — 1 (0.91) 1 (0.91)
MEIG2S. RSB R UHERIEE — 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
o pgenr 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

; LT A\
@ IWIELTaTE |




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
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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,
*BUE, MRserhul




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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REARTERE DRI RUERR (BEFFKREZZED)

1| 3 pE == BUERRE Y TSt
%Eﬂﬂ%ﬁi%ﬁ? T163-1488  HUSCABHHHIX P = T H20 %25
i |

e S
BEREEKRT R O

T163-1488 W HEEMHE X WuHie = T H20% 25
71) =44 0120-109-905

e MR

http://e-mr.sanofi.co.jp/




Cerezyme

(imiglucerase for injection)
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Cerezyme

(imiglucerase for injection)

IMERE == - A
SIER5T - -Ij-/ 7 'f**itﬂ*i BucsEEmR o (VT
T163-1488 YA L ETEIREL, -
RREFBEXEHME=TB20&25 e-MR | ﬁﬁ*




