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A s TR Nk A S (Fabry disease, o-PFLBEERG A =) B 1K il
BT

AEIER T RN 2 8 KU R LEMT D,

(4% ]
(1) 5mg/fi (2> 35mg/ifi

[HEHE]
N2 Ao 37 7 S8 A O FL A 8 A AT R AT B 06 (0 R A MR T S P A oy

A IHERF RN 1 ma/lkg, B 2 — IRER KT 45 24

WG R AR I 0.25 mg/min (15 mg/hr) 5 DL R BR iy /b o A8 S A
RIRPLFITTReME. TEmE BE BB 52 )5, AIAE 5 S B a2 i m e &

X TR E =30 kg (R, ERFEN REFIZ5ESS, v AERRRE S5EnT, LA
0.05 %% 0.08 mg/min (3 %= 5 mg/hr) K EHE T E R . S/ NE e 1828 1.5 /N
CRRHE S A NI 32 T ) -

X TR HE <30 kg I, B KHNFE N 0.25 mg/min (15 mg/hr)

I AR IR R T RARFIE T . (EIXEEH U, TR Y M g it
17, TEULEE 2 B 14k 1.0 mg/kg MIWIEGFIES 25 6 A )G, & 2 & 17k 0.3 mg/kg 4
FE A ELTE 4y BB v T 2 e R 2 TR A i R 1 = OB R L R I
(globotriaosylceramide, GL-3) JERRIRAS; SR I A & 1% L8 K I ) BRI R = L
(L DRI T O .

PRI V5 Bt i (3 R JER 00 i B P B v S F Rl b g B e e BREE B (IgED
HGr TN BE 1 4 S8 WT RE BT R P X A8 PR S I B Inob Bl B VBT o AR 2 LA LA ey
TR T DRI RS 2, BIAERIaa AR HEHER R 1) 1/25 (0.01 mg/min) R4 FiR7T
FIER) 1/2 (0.5 mglkg) . — EEH 240, WAl sEns5 & 254 E 1 mg/kg, JIF
HATFEREM 32 IO T, G2 niEiE R (& 30 72 Phfllfs B 2B R E A 0.25
mg/min) -

AN
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L) FETR

2/13



I ARSI B e 45 25 B HEAT I
P R EL e Ak PR ) AR AR I A T

RS HKEBEGT A, 0.9%F AN Ik SRR, RE L E kA 2.
SR EE A .

M A B8 38 AR S e T BRI A, HEANUKAR U T B E A, KR
FEE (L3055 o BHEAMAE— KA.
gt

35mglfEAAE: A 7.2 mL VESTHKEEEIRA S (35 mg) o BEGUE RS H KGR )

PR AR AR b, TSI o YR /NI PN O T % MR R S RS K, AN BRI
RTHCRY . BRI EURVIMNE. ASEE. e s ke .

SmglfiFikg: H 1.1 mL yFEH KR ERHA S (5 mg) o B 5 FH /K5
TR, BRI . WE /M AT S8R RIS K, A E R INE
THORY) Lo BB IRV . AHEE . ko IREE N

BT RVERCE 5 mg BT InbERSE B, SEIGTLORR. EWERK pHEZ N 7.0,
B PG, AR SN R S IR T A BN KA . R B R EUR
BUAA @, MIARA]fE A .

BTG, BT RIFRRE AN, DA R B M sk /D IR B[R] (6 448 7% 111 712 i 114 25 1
iAo

7 2 HE 24 T SR Ak 5 A A 1 25 Bt B R
i FE

35mg/ K -

TEHE 48 TR i N B8 35 i 75 R 2 9 S BT A B B R VA VR T, U AN
£rh e S B 0.9% S A AN EE I S -

F R A48 P i 2 A DL R K PR sl D SRR ST

MEA NS E 7.0 ML (FH24 T 35mg) EVEER, HLRERUA S B
T A ASEAE G e s Sk S e AR VIR

ZIa BRI EEEREN 0.9% & AL ER KRS AR OB N BT A 56 43 (1)
SMAED , RS ®RAWRIE 0.05 mg/mL~0.7 mg/mL. H4EASAFE# E H T8 m
0.9% S AANA W S AAF (50-500 mD o M7 T 35 mg iy, &/ 50 ml; 245
BN 35 % 70mg i, F/b R 100 mL; 2455)&E N 70 £ 100 mg B, /0 {FEH 250 mL;
LA T 100 mg B, (U 500 mL. 2218458 s R R w4, IRA MR NTA
Mo ATFHREE BT B B sh 48

Smg/I A -

FEREAR PO B P 7R 1 BT e g B SRV AT, e AN
SRrh L PSS E 1 0.9% AL BATR Ik SHA R -
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LRGN RS P 2 T LA R PR B b S BAH S

MBS M ZAZHCH 1.0 mL (BT 5 mg) BIEElR, BRI SAEBER R E T
AR . AN AT e A S T G AR IR

ZJEK E IR EREZIEEN 0.9% A AN ER K FHATR O EEN BT R 1
SN, RIFRZIKRIE 0.05 mg/mL~0.7 mg/mL. H4EAMAFEEH T HEr
0.9% S AL AN ) SRR (50-500 mL) o 455 EA%T 35 mg i, #x/bfE A 50 mL; 4
FEN 35 2 70 mg B, /DA 100 mL; 24558 70 2 100 mg B, s E A 250
mL; 4578 KT 100 mg I, {Uf# A 500 mL. 22185 B e R nmEss, BamE
MV . S IREE BT BE i sl 48

54

WA N EAREOSEGIEIER (0.2 pum) FIEIRE S IE ORIV S
PALBRAEfT R ABURL, AN (Rt Be B IS VEA R E K. WliatmiEE R AN
0.25 mg/min (15 mg//INFD DU KPR 2 M 9 2 R AR AR O e S ) AT REVE . FER E
BE RGN 32 )5, Al R SRATE I S R

(AR
2 A PERFAE B 4

HTBnbERE B (r-haGAL) 2 —FPEAE A, KUILHTHER RN R EEE
PER L 2 MBLIgG Ll X r-haGAL P~ 2EJUAR IR 8 3 BEAT Al e H BRI VU 5 S
OB DEEE R T EORR Q8D @R (0 DERFED] D .

FEHH WA RS EIEFEA . I e, B MR SRR 7
67% ) A A B> — RO SR SN o E A T 2R R I S N R A

UNEYEIIES

MR RFEAEE IR ESZ R > 1/10; % W= 1/100 H< 1/10 FIAH
>1/1000 H<1/100) FJH T IfPRRE H 3L 168 il 38 (154 ] 1A 14 B &tk s
AR, X BE 24 2 8 17k 1 malkg YES FHBT NGRS B vaIT, bt 1
Wik, 2t 5 FnE. HEEEIRIT I EE NEUED, LA AN s
RAEBIA BN E SCRNAE L. FRAPIRIN TAE -1 J5 B R 5 A B v, H
RASNRITNN A CGIERE A BIEHTA) « KZHE R RRBW ™ EFE
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IS [ HERS T A . X LE S NR ZHPT AT 19G Ui BN/ BAMA T . £ —E HE
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SR

TR pERE B (r-haGAL) & —MEMAE M, FILTTH7Es B RS R BT
PR EE R HIL19G Pifk . KEB o 8 — MAE VRS BT IpERg B & s 3 H W
P24 r-haGAL [ 19G Hifk. Bl R HERS I PRBRES A K 22 B i S B FH A4 i 2
EUPUARTE TR T &) — RPN 45 R S EFE> 4 5 (40%
B BUTAEM A GESE 2 RBU B UTHE AT ARSI B 5k (14% 8% 804
FFEH (35%HEE) .

SIS, 90% A LAY LR & R RS2 BN b piyT e, ieR & E b
BB BE B PR, IR = CORBEEAERE (GL-3) /K- PIiA Ry EF L.

SR R SN
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FEMRPRIRE . 67%H) BH ML 1 TEBANIR RN, (I IARRMT D o i
FH IR S LY e A DA BB IS TR) HERS T B ik AR PRI, 2 B0 inbElg B Ay s
JEE B PR SR VRO 5% B ML 1) KRB AR IR S FVE i R 22 )5 (£)0.15 mg/min; 10 mg/hr) F1/8
PR PTG X SR B . AT S5 AR J5i 256 ] i AL BE 2 Je ] Gk B 325 T .

SR U330 R AL IE D BE T RE 240, 3K MT RE S BUEE R a0 VBURH 5% S B 1 7 2

I ARE R KRG (L CEZEHEI - SR RN U D o R0 BT
HE SZA0UE A DU 15 TR S FI BT IRl B e, O LR AT S DI

U N
5 HARES B SR 25 A, BB B B R AE 51 R AU N

ADRUEHE LRI TR (R RN WU T B e e SN, B
JESLEME S R INKERE B 45250 R B &G RIIAYT . R BRI BT BT AR A
FEALEE o — Il PR AR X 40 6 1] 1gE A 52 I RS FH Bl npi g B 12 1 H 2 1 A8
HAAELETH A 255 B2 1S I BTneERg . Eizulierd, DUEGTEMEEmE
HORAT THPS R Y] (U2 WITRIES 125 VIR e R o — R H A
M 243, U AT 3 57 BUA 2 1 molkg IVAY T JF AT g2 ig b %, R
RENE IR 52

M 9 SR
FERRIT R B, RS BT IIRR B B i B R RAE A T REA R o

X 2 ORI A BIL 2 BE /0 (152

BT AR AR R WEIE, FXR AR, i RES BTIREEE B B R AT R X2
BES S (IR VAR AN NSNS DR

(Zue R ASIE L2 )

WIS E AR IE 2 2L, BT REAE ORI IF 76 465, W 6 2GS S
HE B

0 T TR B PR TR e SR AR

B SRR I 0 P8 B, L O 4 0 ok P2 5 T A 4 .
e

BaThIEERE B 2RI NFEFLI . ANTE ZERT IR G B X TR LI LIIFE . 20
FEBUHE I FL oS 28 L HIER 2 A SR ST R BESR R i J PR A5 A L i 28 1k 5
TES BT B 6T

LB
W R HEAT PR A5 I BRI B X 25 8 0450 35 T AR RS M R B
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[JLER%]

FFERNTIT R HA RIFRIPITT, —HEFERN T 8~16 £, BHIE
AT 16 FLE B PO RIVERE . JPRARE 7T, LSRN T 2~7 &, BAE
EWH 24 BUEFH R MINEEE, AME)LESF PR ZeEmaRtEcdsr.
EZS5 79 LN E1ZRAEED ID

[ZHEMZ]
R Bt 65 2 DL LA A FVEST FHBINAERE B i) AT, Hs JeHEAE

FIETT %

(A E AR ]

W AR & 23R AT R T 50 DL B A SMRUIE 7E o AR HACUMRFAE,  BTin bl B A
K] BE At ZR PASO 4T I 250 AH TLAR FH B LL 254 .

T B EAAEIMHI AL o-F IR B A SEPERGRXUS, DRI AN SCREVE S Bl
WG p S, I XA ER KRB R A H

(2]

W JE TS P TR B AR OGRS . AEIRIRI R, BEEAZ I B 3 mg/kg 7
H. %% 3mglkg T BE A AR RN 585 1 mg/kg i69T 3 AHEL

(R Z5E ]
wRE

TEEE — DU B0 BRI AR R (L DRPRAF ALY O, BTInFERER (14.4 pg/mL)
A2 B7] (14.7 pg/mL) 1697 H A M2 GL-3FE 4 BB, . FEARNIGITHT, i
29%1 F 3 B MW GL-3/K P IEH AL (<7.03 pg/mL) , JF HAEKIL60 H HIiGyT W
AR IR I 22 GL-37K T

TES —TOE  2RAIEAT R (L DRRERY ), ARSIRTTH S 1
1137 GL-37KF MIELE T 9.0 pg/mL (N=49) & 141 14.8 ug/mL (N=37) FI24EH
[114.8 ug/mL (N=18) . TEZEFIA, FELLR T MK GL-349.1 pg/mL (N=31) , 1
SERF 8.8 pg/mL (N=21) , 24ERFH9.4 nyg/mL (N=7) .

E—T0 8 & 16 Z M JLEHFFAH (L DIWIRIEFY O, JELRE, Brf 14 65 B
3% GL-3 /K-FFtm (EP>7.03 pg/mL) , 1 2 B e I GL-3 K FIER . TEiRYT
[PIEE 24 JEIRIEE 48 J, P 14 BB PR G M2 GL-3 WTEIEH . %> 48 JE 1
FHAE], 2 Lk B I GL-3 KPR FF IEH .
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TE— K S T 70 2 2 A iR 97 . B SR TR UART R 7E 2 £ <8 %\
R M GL-3 /K FThiE (BI>7.03ug/mL) ) 24 1) LRI A 8 9 B & #: AT 10 drd,
7E 6. 12 Fil 24 N A, 22514 91% (20/22) . 95% (18/19) F11 92% (12/13) Kk
Mm% GL-3 /KFLEIEFHuE N (RI<7.03pg/mL)

“ B+

RN E k25T 0.3 mg. 1 mg F1 3 mg/kg & FIBTIkERE B 5, BB FiEBR R I
S8 AUC BB KLl & TR i te ), $EREETERRMA . W 622 o AR =
WHs e, VeI 45~100 4%t

BN Bk 25 T 78N 2 1 IR 1 mo/kg 14 28 RO BT Ik B B ChanvE R (8] 294 300 43
B B, P48 Crax I 22 3% A 2000~3500 ng/mL, ifii AUCin A 370~780 pug min/mL .
Vs TGN 8.3~40.8 L, MIZiEMZF A 119~345 mL/min, 357 E 38 80~120
I

BT DR B2 —AhER B, PR IE BOK A . DRIE, T Zh e 52 45
ANax AT IR AR S5 R Bl i i B K 254030 J15 . Binpiimeg B 1) B R B A
NFETEBR IR ER AR

JLE

FE— I ) LEE B 5 ORI DI B B 25K 80 05647 TV . AE BT 75
RIG T 15 B LEEE AR 5 5EE, F N 852 16 %, RHE N 27.1 % 64.9
kg, #5242 8 1K 1.0 mg/kg 1697 . (EIZNTEF, B IOFERG B I bk A 52 B0 52
M. JE2E CL Y 77 mL/min, Ve A 2.6 L, -3/ 55 408k, 7E774E 19G MigHih2
Ji, CLIAMKZE 35 mL/min, VsJHEZE 5.4 L, FEEHTHEE 240 405, 108K 5
Wz G, XL BT A IR N A B R K 2~3 £ (T AUC Fl Cax) » TER
A ML e A 2 e B R A I e P R P AR B R T 22 4 il

[l R iR ]
e PRA R4 A 22 4

TS F B o il B A R M2 eV A AE —BULERT L. PIIUNUE 2285500 T
Fov —IAERF IR TT . — W A0 7T, A T S A T K A DL G 2 A e
(CEINGIELE

TE B — D22 B D06 BRI AR R v 5 P BT IDBE R B ¥69T 20 J& 2 ) il A 8us ke
I P R FR ) GL-3. FEJE ST BT hnbElg B i697 B E P IX —TEFR R IA 2] 69% (20/29) ,
(B FNAIT BE PRI R (P<0.001) o X—KRIES] T LS5 R A3 — 550
BT hipEme B IEIT B B AR O & R B S 1) GL-3 BLAL &3 B I GL-3
FIVEIT B RG22 B EMER D (P<0.001) o ka6 (RIS e M Btk — B iF s
Baf hpE e B VG YT PIKE GL-3 MVEFIE IS P R FRRFEIE . BB nT3R1G5E 28 6 S F I 49
BB FE A 4T ] (96%) TERIX— 55, TIEFF 4RI GRIT KA 54) 8plEa 4
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# (100%) IARIX — . B RE R E P HAR SR R i thiA B T GL-3 W kR. 1K GL-3 /K
SPAEVR YT R IR 1B B R AE 5 A A A AR R I

A NERE S A L LS LT DA 3 PR PP 4 Dh REAE K 22 BUb & IR Fr A
ST AL B0 B YT B SR R, RS IR IR B V6T TN B T RE RS2 BN AT FR

HIRAR AT L I TT CAPPA N A 22 R GUREIR AR AR A S2 MR, (H 25 SRR ) B8 5 A 2
B AR R RIS PR G R A AR T R R

HWE S LRGSR e 82 il 3,  LARA i IR RS B AE 75 BEAIR
B O B AL P AR T B R AR A TS FIBTIRE R B AT S I Im R A
RAFRECT ZEFNRTT & (R RETT AR B k= 53% (P=0.0577) ; fE4F
B I RENFEREFEAR= 61% (P=0.0341) ) o X —Z55AE BT O WEAI A M55 F 47
[ ¥ — 5.

IR TR A R R IIEE 2 A 17k Imglkg V55 BT INBERE B 67 45 531 R g 913 An
W R RO I R A5 R T PR M Rk 2. R T IX - BOR A RIS M RERE, (AL
IR R R IT X T IA R AT R B R,

FE7— W, 21 G155V B NGB FE A2 5 — Phas 2407 R B
e GL-3 15 RS mBE Y . LAEE 2 i 19k 1 mglkg 1697 24 B2 )5, 4 2 i 17k 0.3 mg/kg
1BIT 18 AN H HI77 RAE R ZHURE P REMS OR 4 B IE B0 I0E N R B U LAt 2 28 4 it A
Bk GRR G RBAMAE N I GL-3 JEBRIRGL. 281, EEMKFIE T, 19G Pk
TEHAr BH W) GL-3 J5FR T T Al = A — i . TR e B R CRE A
o), RIS 4ERER R 7 ZOT Y450, (HIX LR IR TE TR I 45
T4 2 i 1k 1.0mg/kg A% (GL-3) fimiill& 2 5, & 2 1 ¢k 0.3 mg/kg FI7&E1E
oy A H el R 2 LAGERF GL-3 TS FR -

RE DT AR FRZIT, B VP v S S i B v6 T 78 VRS F B n
VERG B Rz J DX BH P B33 S5 FH BT Db e B 4R 2 1k 1gE Budk BRIt B v ) 2 4k . 7E it
FoH, 6 BIFEBE AR VRS BT InpERE B 697 (I AR I8 IA) 5 R A= 3k 22 vk Bl I 2 v S
(1 BN B3, Ao e T 006 v S F BT m b B B, R4k 52 B (WL LM
w=): FAZD o ESHBINERE B AV ZRIES 0.5 molkg, FEE 1K, I
TE AT 30 234 LA 0.01 mg/min [T EEHE R Cy— AR R HEE R 1/25) 442,
Wi A2, R e 30 B fify, HEAR 5 KHEZE 0.25 mg/min. W15 B i 525
W, FEIE R 1mg/kg, B2 LIk (CBAEEFIE , RSB i O TH
BHEY . BHAEZ). ik 4 BlEEEZ T 20 26 B RAWIGRTT, 2 BlEER KX
SRR BT SR T2

— UK AT FE, XAERATE 16 % UL b, BEVEAAER .. B2 AR
122 BIEH T E A FE%E (eGFR /%) HATIPL . MRIEFER CREIRIT IR |
PR A ERIER T (M EURRAD 3Lk eGFR, K&RIT B H S5 KRAEIRTT
B (BRASEAMER) KRBT 1:1 UUEL. RIGIFA R TR A I (A 3 4, IR
ST 45 F (AR SAKBEVIR H58 54 o fEULEBAFIH, HOi s (R SRTT
TFUAIE) 935 %, T2%HIEE N FIE, 84%M i N A LA & i, JE4L eGFR
HAZECN 93 mL/min/1.73 m?. A S iEIT 4L At TP eGFR #1%4-1.5 mL/min/1.73 m¥/
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£, RIBITHN-3.2 mL/min/1.73 m?/4E (eGFR #H% %: 1.7 mL/min/1.73 m¥4; 95% Cl:
0.5, 3.00 . ¥AJT4l eGFR TFEZ L 53% (p=0.007).

ETWE, EEMIESZEE 2 A 1 1 mg/kg FRIRTT I BE A AR A s R
TR T AR . M BE T N IERRE BRI E R AT AR AR
AT, VLRCODRE. XA RGURTE BEIRR R DL X L84 5 (R 53540 & W B B

i

JL

JURM T & —BUF e . . ZE. Z2R00uR, AR RFERNT 8-16
% (PR 12 %) o BEFAAERR 16 0 LRSS (4B B, 28t o ek
i, HBFERE oI BT A (o-Gal A) iEEFALECA 0.2 nmol//MsH/mL (VEH
0.0-2.0) , M4 a—Gal A JEPEFAIECH 0.5 nmol//Nf/mg (JEFE: 0.0-12.5) . FEZRiT,
Firf 14 6 5P B I GL-3 KFPFHw (BI> 7.03 pg/mL) , 1 2 4ot 3 i 2k GL-
3K IEH . eGFR P AE R4t IE % (112.1 mL/min/1.73 m?) , 1EGIT WA 381k,
JREE A7 %)y 151.0 mg/24 /N (JEFE: 70.0-431.0) o T BEHERZ 1 mglkg ARG
57, BE2 A LIk, FREL 48 FH. fEVRITHIEE 24 RIS 48 )8, Ffs 14 9 Bk g i I
GL-3 ¥TEIEHIEHE N . Lk, BMIME N KA GL-3 WEWIR 12 fl S EE, 18
TBITER 24 FIFIEE 48 JHI) GL-3 N WvEsr A 0. B4~ 48 JERFFL IR, 2 il Lotk S5 1)
M2 GL-3 KFIIPRFF IEH .

FEARRTFEH)LRHEE Th AR K BB f 22 eV r B, IR R B S BT invE R B iayr (e
JURHEE N S AR e VE AT BRI S AE RN R B 45 R — 2. LRHEE 1%
IR RS AR, A LRSS ) 1gG LIS e e 55 5 BT B Bl B -3 4E & D
LOREEMR, XN EE R BN L 025400 51« DERFED] - ks
YA DLEMZGY D .

(2R
ZiEMEH

AT A X-Ge O AR S R I A BB, HARFIEN a- - SLBE
Az, SHUNLKH GL-3 LHATAY) Lyso-GL-3 WKEF &, &M GL-3 fEVF £ KA
R CRLAE A B SERR A A ) AR BEA T R, R TEUEME. LU SN L I
FONE T BLSE S A d I A 1 A o BTANBERE B vl My & o B E SR AANENE o2
FLBHE B Ao BiTINAERE p W BRI e ie IR mgiR, HAETE BRI T ] R I B M R 5
) GL-3,

FEM A
WAL B -
RIEAT BT INRE R B A% d e .
A B R .
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REAE ISR R T Bt HEMEAMENE K R 45 35 bk e p )&k
10 mg/kg/R [ MARRHARTE, 25T AHFIE (Imgalkg. & 28— 1 231%]
I, RIXAEE AR IRIG A E A REET .

KEIRIE-H AR AR, K RFUERS 7~17 K24 THOARNG B 3. 10,
3omg/kg/ R (LUAKETIRLL, 4MRIZ0HS T AR 7, 23, 684%) , 1070
30mg/kgy A LR B K BIFFIE e L6 51 5 sk B0 — S BF AR AE, o TR
VRN 7 71 R BB

Btk

ARIEAT BT In b B B A B0 1 10

58]
2~8°C fR17 .
R ERTCIEDRAF, NALRIFRRE . AUFRE IR B TRUR] (L 2~8°C {RAF 24 /N .

[BEZ]
19/ o
| RUPG T, REAL T R ZE, YRR R AR R .

[H%H]
361

[$ATHRHE]
JS20220019

€t yacy)
2y Atk S
5mg/ffi: [E 245 #E5 S120190040
35mg/iifi: [ 25T SJ20190041

[ EHFTRA Al
% Fr: Sanofi B.V.
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FEMhhE: Paasheuvelweg 25,1105 BP Amsterdam, The Netherlands

(A4l ]
AP 48R Genzyme Ireland Limited

A= hE:  IDA Industrial Park, Old Kilmeaden Road, Waterford, Ireland

[HAFEAN]
SRR: SRR 2 PR A
fuhk: BT R XIS 22 g 1228 5 1906 =
% J770: 800(400)-820-8884
MBZw: 200040

M HE: www.sanofi.cn
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