ZEH#: 20234209 H28H
B HiH: 2024908 H07H
20245£12H24H
2025407 H01H

FES FHSOBEH B o ]
TR 20 ) 152 0 B A5 O AR R i B 2 M i 3 T A

L EEEHEN,. MAEXREESBREENIM ORISR K

o BFELZMTEIHRNEANNEHRRN

BEYXEHR o RITHEEPELRETEERE, 8EELTEIRR
Rl ZKREEE o 875, MFEFHRMHE NVETXHER, a0 mERE
#. MEAHEEEHRY (NELZFEIBRY), MIBMERAKERE o, H
FIREHNAETT. N TAEEEEHRNEE, AEEXNIREEE o i
TSR (21 GEEFE®D.
o HMMtEXKE (IAR)

FERXXEER o JATHNEETEELRETUHSLERE IAR. MRE
S EFE IAR, HERMEMFIEZREEE o AT, HARELNEYET. &
EEREEH IAR REMAHIKETE o WIRGEMRE . EXEEFE o R
B, BASMEMERNBEFTREEERX IAR K. BRAKEIUREE O
FERTHEEFTRESZHR, X FIREERERFZLE IAR S[ENEEHLE (81 [
BEIHD.
o FREBENIMOMINGETENKE

EHREFRABBZNEE. AR MTRAGERNESE. UREH
ICAEFI/S PR T aE 2 AR ERFIBFNBNEE D, ERaHEn gEED
BEFN/ERPEIRThREM™ EBMAINEE, EIXREEEE o WiRHIE), RINE%E 1T
ENEE (80 GEEETRD.

(2554 %K]
WA AARR: S HSOREE o
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Rk Mm% / NEXVIAZYME

FE 44 HK:  Avalglucosidase Alfa for Injection

MiEPEE:  Zhusheyong Aifutangganmei o

§5%%:0)

WA R AR o- 781 27 5 G A 00U H B W -6- T IR - H B 0 © ZRpk

aF R T AT B o (Alglucosidase Alfa) (CaaooHes20N 119701208832, 2K F i
T+ (K% 6-8 1) EHE (CaaH7sN3040P2)

T T EKAN 124 kDa

ikl HEERE. HEMR. HER. SHERAZRA SN 80

[H#IR]

AN AR R T HOR s K. BHE, NONEY . ORI,
(&R ]

EH TRV (BT o B 2 BB [GAASE Z 95D BH KM B AETT
(3% ]

100 mg/Jf
[HZEHE]

TG SR g oS R VR T DE DU BRI JH A I8 A A 50 B 22 UL P g
T 2256 & P = AR B BHEE
HEEFE

BH T Z UG | IR AR/ B0 B TR IR YT, AT Bs b I U

VS H R PEF Bl HERE 7 R 4220 mg/kg (RE), REBF-—IR, ErikES 2.
WL)LPE DU (IOPD) B35 1771 it 1 .

ST 20 mg/kg (IR, RFFI R — VIR YT RN WPIRORN/ B0 B Th RE Bl 2
BN AN R IOPD i, fERH ZA MR (flan, SEEBEBUR N . R ™ il U
P EGABOE 22 XUESD BITEIL R, N5 RS R N2 40 mg/kg (IAED, REMJH—IK.

ST AN 52 55 99 40 mg/kg &I HEF R o (R (B, EREREURN., ER ™ E

U REAROS 2 D, BRI E R 20 mg/kg. (S0 [EEFDD.
(52 I
ZEBRE

FE2T/FL21 0



65 % DL b ol WA &

HIhEEA 4

W AR VPl SR BB B o 7EFF DD REAS 2 8 vh 1) 2 PRI R0, A X IR 2 A
HHERRE T M2 T &R

B iR A

BEE RS BH LT W E . AR SR o 72 7 B B FE B T Re
RE PR R, WA X B E NG AT S (B LIRIR
ZED.

JLENEE (6 MHKEULREF)

SCRBEEEE o £ 6 N H KULT LE i 2 S tEAA S R e . Jo 6 N H KL
R T B .
LU

FENRE S F SCRBEE o A — IR, 25 W BV E N B KA 45 2

AR I AR A K3 114 S IS ARV 52 5 368 i el 2R

AL 1 mg/kg//N IR Z T a5, W AR A G RS (TARD A
fiE, MR 30 BB SN —K, S WK 1. FERRAR A2 05 58 2 j# N 3R
RIESS B

R 1-BBCER TR

WWOER (mg/kg/MiH) RAFREEET 6] (/M)
HEENE
PE1 (B2 |BE3 (PE4 |PES
20 mg/kg 1 3 52 72 NA 4£5
458 |1 3 5 7 NA 7
40 mg/kg
S REL |1 3 6 8 10b 5

a T HEFE RN 20 mg/kg, REN 1.25-5 kg MIHBE, RAHBGERAN 4.8 mg/kg//N

O X TR Z i (1Y) IOPD 8, i RERE — I EIG N F] 40 mg/kg. AN 1.25-5 kg M, &
KIHIEZ N 9.6 mg/kg//NET

GRS N A e I I R P ARA DG SN, N ST B I
S SCRBE T o S E P T ARG I BR 5B T o IR A B B 2 v P8 el A T U L B
AR G SN, AT AR T R RS A BT IR E R iR YT (B0 [
D

IS LS, ARV AT BERRSAFAE s Rk, TIRERINRL 2R AAERS 30 704, H

H3T/FH21 7




P SMCAEIRTE S, T3 AT GRGE AL 2 R AR Ta) N 2 5 R it A SRRV R, N PA%
o2 R P I T AR ) 2 ORI S R i, F7 4R 30 0Bl SRR REARIACE R G 0 50%,

FRak:

15 530 0Bk e WARAERRER, WK S S 09 0 2 S R A (R, I

JEARELIZD AR, HEB B KK,

RBENHERS

TS I SCORMER S o AR IEFIRRRE N i B2 22 Ll N 01T
fEREEREF, MR ER,

27
1.

6.
7.

8.

ARAE A B85 AR FERIHE R 77 & 20 mg/kg BY 40 me/kg, B8 75 2 I AL
BEIRE (kg) x FE(mg/kg) = BEFE(mg)-

BFEFE (Lhmg 1) BRLL 100 mg/fil = TEEAERE. R mEERE /L
UL e N i VA S b 8

. EBEAKE (16 kg) x FE (20 mg/kg) = HEFE (320 mg). 320 mg FR LA
100 mg//MiE = 3.2 AN/l Bk, FESEFIRECN 4 .

. BEKE(16ke) x R (40 mgke) = HBEFIE (640 mg).

640 mg FRLL 100 mg//Mif = 6.4 /M PG, FEEIEHIRECY 7 .
MBS P BT TR 250, OB L) 30 vkl HIKE EER.

B AR ZIZRIEN 10.0 mi VE S KR E IS ISR EH B . BEZGY)

SRASHIME 9 100 mg/10 ml (10 mg/ml). BEGIT: 5K KRy AT B 7 i s,
7 1B AWK . WS EE AR IE T IS HK, AR ERERERE TR T 40 .
AL AN BRGNS BI e s Rz 2.

ST RIS A O ) o R B AT R B o o R A PO 5 AN 37 B RN A Bl
RIWRA A, EIMER

i 5% 2 HE S A O IR IO AT RE, KRN 0.5 mg/ml & 4
mg/ml. FRAE B3R S HERE (e = LR 2.

MEEAS /N H 2208 e BT VAV IR SR R EE D

P SRR NG M BRI N 1) 5% 91 4 W S VAR v o IS 388 4 VU S v A5 31
S 3t G 7 A N

BB B b R RS, IRAHBIR, B2 IRIBTAS.

EAT/FL21 0



9. it A ke Ayt R th e R S AR, IR 45 0.2 um
SRR AT S I SORME RS o PO . SRS, R 5% % & BRI S
Ve ik 8 -

10. 715 FHIBE T o A %a0TE A5 -5 FoAt 24 e A58 P TR] — i O 1%

R 2-FHBEBELE 20 mg/kg M 40 mg/kg FIE FEHN A KREER o AP KATE

BERETEE (kg) |20 mg/kg FIEHNERE (mD |40 mgke TR (mD
125 %5 50 50
51% 10 50 100
10.1 % 20 100 200
20.1 % 30 150 300
30.1 % 35 200 400
35.1 & 50 250 500
50.1 % 60 300 600
60.1 % 100 500 1000
100.1 % 120 600 1200
120.1 & 140 700 1400
140.1 % 160 800 1600
160.1 % 180 900 1800
180.1 % 200 1000 2000
BRI kA7
PESTBIAE A R 2t o WSRTEIRST BN, w] LUK B T2-8°C ok 1F T, IInT
LLORAF iR 2 24/ N
P B T L) i A

2N BV R REZ o WITCVASLBIAE I, B8 RAF . FREJRAE 2-8°C 26 AF T, ¥
WA BRI AE M) A AR E PEAE 0.5 mg/ml F 4 mg/ml Z (AW FFEE R £ 24 /)
I, SRR (e 25°C) &M MRS Z 9 /I, BIAS e A i
RAEFHRIZG % E T

[(RR&M]
E2 o8 L b (1

PEARIE, 2R o 1677 1B TPl 1™ AN RSN I 7 M E i
(7% 1A% D AR PPN PRI A L BREE Kb &l SR SRS . BOIRAR
FFRANIE AR TS TF R BRI R DT MR EREAR (% 0.7%H

H5T/FH21 7



B S, 60.6%1 B E RABBUIL, 2.8%M B & KA HE R ™ HEIT U, 39.4%
R R E R G R N o FEIMRHIE T, 5 4.9%4532 RN B o B K AT
1E¥RYT: B 2.8% K K L R BN 5 ERBE S o MR ISR iRy Ik
Fil. BEAGE. k& ok, EO. W4, IR, SRRE AL,

BRI ROV CADR) (>5% ) 25 FE (13.4% ) B0 (12%) S (10.6% )
B (10.6%) FZE (8.5%) &K (7.7%) H=Z (7.7%), RILABE (5.6%).

K H 4 Tl RAF 7 (EFC14028/COMET. ACT14132/Mini-COMET. TDR12857/NEO
A1 LTS13769/NEO-EXT) VL &L 24 PE o G4 3k 142 Bl 32 WRWEE B o V8771
AL 118 BTN 24 5] )L 8 (1 4 BN AT 1 TR 2 B KA 0 ) LR D 1
FENG R ST o B, 52 SORBEE S o VA7 I 55 475 (1 ADR 1) T3 3.
ENEYSANYIES

N RFBE RO RKSL, HHREHER: TrHE N (=10%), 1%~
10%, & 1%), HBI01%~1%, & 0.1%), FIW0.01%~0.1%, & 0.01%), +5%F
JL(<0.01%)s.

T NEER D, 2 BB S (AN RS AR WA R RS FERE M
A, AR BT

R 3 ImpRBTFIC B AT PRS2 I U R R o T BB RAERA R RN (N=142)

RABE S 5% EHARE
B KRS B IR
ST TARR [EERN

L HUR AL R
W R G TR K

L Sk

L 7

L L

L Bt

L B A
A WL IR L

L S5

L WL

L L K

L2 IR
LHERH WL LT

L1 e
7 S E AR L L

L W

L ML
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RG/ETR W HiEARE
w0 Kk
L g
G B R
VRO R4 M S B 5 L % Ik
L I IR e
w0 RS E=3E
i W] 0 35
L Wi P
18 L I 2
18 I, D 7K
H % RS 50% T E W RS
L i3
i L MK it
L JEER K
G i o
c fi2
w0 2]
G HAR
1 I, 1 B i R
18 I, 15 i S i
18 I, IR ] 2
Bk e Bz R 2R RN SR
T W 42
w0 I
I AR
G FHEAW
c 27T
w0 ANCN 42
L FEFEVE 5
ci i R BB
18 I, [IIK=E VL
1 I, J kAR €
JUL IR % S 435 23 2H 45 975 w0 Wy 2s
w0 WLJF
L J AR
G JE R
A B PR S i PG N L W=
L FEY
w0 AN
i I
L BRI
G HRG ALK T
w0 R
i 59
L TRT BB 7K
w0 B FEA
i I JEHE A
w0 SN IR 2
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RGFENHK ES BHIARE
1 L T 77
3 I (LSRN
3 AL
3 BB, RS R
3 iR AL BB
3 I S A A S ML
3 I AN
3 ISEYN
3 I NELS
BRI A L 1L T e
L I SRR R A1
L PR T e
3 I LR TFE
i L I 5 Y
I AT T
3 I WEREVIKT T

7E EL B 78 EFC14028/COMET H1, 100 41| 16-78 % 2 [al i & AP U1 (LOPD)
B CREMBRIAIT) 5% 7 20 mg/kg K9 RIELNE o (n=51) 57 20 mg/kg HIPTHE
il o (n=49) ¥8J7. 1F 49 FMXUE S 25%t IR, 2%852 LM o V)T
(R 6.1% e Z BT E T IS o V97 I BE R T EA R R 7 8.2% %%
SRR S o VT IR RN RS K A IR s SCREE RS o Hrhif B KA
fEIEVRIT . B ORPET A o JRIT I BRI ADR (>5%) /23R, &b, &

FEHE NEFC14028/ COMET RIS e B 95451 35, 51451 o 4k 843 32 SR Mk
FlGoiBTT, 4411 8 MBS R ol 3y 3 RBEH B oif T .

TEFF IR A FE AL, 3491 (5.8%) TEBEANT 7T A IR 4 42 W M B oita IT (1 2
H R3] (6.8%) H R R NEH BoiGyT 1B E R T EA RS AT 5 1R 45
L RNEE IR T B E RIS AR R (>5%) A0, TR, L5, SR
FREE . Fion VR IR T I B E BE RS AR KR (>5%) NRE. KB,
JI ol FlE EZRFHKE .

BENATF RS & MR oh ) L3E 3 AR A R M EKIAR.

FEEA BN
RN (BEEREITERN)
RIS 2 M, 86/142 (60.6%)51 35 Kk A BRUR N, B1E 7/142 (4.9%)H1

FE8T/FL21 70



SRR R BUR ST 4/142 (2.8%) 1 5B 1 5 1R ™ B I U B o A U B 2
IgE /S 80K ™ B I BUR RORAE RIRER R K R . BA, IPIRE .
AR, AR KM, AEEA. B . Sk, WEAR. TERGE R, A
WAE Wolss FERKL. NEMK. FPRE G, EMARL i F5EME AR
S AR FERRAR . B RS U S IR GG F K PRI s . PPIREIE . 4 S K
P, FREFEE .

BWAER AL (TAR)

TE—TUC R 2 b, TEIGIRI 7L 2 56/142 (39.4%) 64552 SR B o
RITIEEIE T IAR. 6/142 (4.2%)01 B WS T HEE IAR, SEREFEFREIE. 6h
S BERANE S B KM EAKM S FRME R O 0B SRR A s T = BB
HOT 1 RS TAR BRI A . AN TG . PP ORI . R, I A AT R BRI TR
MR AR O WKk, BGTE. BEMAK. ML AR, FEAR. KB, 4
. JBPE. SR . 29T RORBEbe. BRFEIL. MRIG/K . T AR/ . I T s ek
BEAR. Ozl Sk SkedE. BRI BRSO (ORISR, DR, Dk
SRFIEN ) WEHE. [RBORZE. JEZ . R RUSBFEZO . JEIR. WA, IR R
JREBNFES . KA E. KZHIAR K™ B L VPG R s i

TE LA 9T EFC14028/COMET H, SEFEH g o 41 (16/49 [32.7%]) AHEL, 3K
PEE G o 2R 20 1 I IAR (13/51[25.5%]) [ LOPD EEH/D . U IFELEY o 41
(3 R RS EIE IAR, FREFREY o 4100 2 IR IR T HE IAR CGhs®. Wi,
RIS o PP PRI A o v IS o SETMETTG o ZH 550 R B3R Y7 TR B TAR (32
Bl B3 NIRTE (7.8%) FIRRE (5.9%), FIFELEE o 29750 (8.2%) J&IF (8.2%)
FIBALL (6.1%). W RVEFEG o 417 B (13.7%) B M o 207 10 %1 (20.4%)
BHEMERIRZEIAR N,

TEFF ISR 24 i FE AR, R SORBEE B o ¥EIT I 12 6 (23.5%) HEMSE T
IAR; Hid | B EHRE B IAR A%, FEIR. KA 4B, . SHE . KBEHR
FelM . FEHN L RPEFES o BITI 22 ] (50%) HBFHRE T IAR; #BIL 1 Bl HiRy
(K TAR JREFE. Sk BB, Bl ML . SO, WPIRE . IEBTEA . B
A& LB 55 SRS . BB, Beldg, JE AR FIE Kb . P4 TAR
(1 A 35 B o TR 17 />

T /2117



SR SR

TERIEE o TP DUREF T, SCRIEEE o MEMPLZPIE (ADA)
RARNEK 4. MRk PO )y 8.3 F .

TEVIE RN B, 76 ADA BHIERT ADA B B35 #0823k 4 TAR . IgG ADA
TR, TAR FUEBBUR SR AR . TEVIIR B, BE% ADA WEZRIIEIN, IAR
RAZRBRINES, HAT 5 ADA VEE R E>12,800 1 EE 1 IAR KA H(69.2%),
FEEZ T, HA T ADA % 1,600-6,400 (187 1) IAR KAEFA 33.3%, HAK ADA
T EE 100-800 [ EEE 1 TAR KAHE N 14.3%, ADA AMEEE T IAR RAEZN 33.3%.
R B AARTT (ERT) MM EE T, 5 ADA BIPEEF ML, 169744 ADA
1) 2 1Y) TAR FIE RSN () R AR 28 B iy o 1 9006 S8 8 A 2 9B 32 ek Ve o7 I B R ARl
R BURY. ADA PRI VERZS 1) LRHE S TAR IR AL, — B2tk
JTH)LE B EH R AR E RN (S0 [EEHETD.

FEIm PR 7C EFC14028/COMET 1, 96 %l i i 81 4 (84.4%) I 1 iGyT 9k
[¥] ADA. KZHUEH K ADA W EAETARTE N, 7 BIEEIRE 73R EEE o 19 m R
BRI (HSAT) . X555 49 Ji ADA & X RIPER AL W], g A2 1 5 Pk 1 g
o AR XM, 163 6] (5.9%) SR T L REFEE o Fr R DUk,
T rei 2 R L BIXS PKLPD AT &k br = AR AN Rl R e i, SR, 72 K 2 HUE &,
ADA X7 P EIRR B E R (S0 LIRRZGHED.

FE10TT/H621 70



& 4-LOPD M 1IOPD BHFAF IR HBL ADA FIRER

SRR o
CINEEE BTN Pz iayT i
PEEF o ADA® RBEH o ADAD
[IUN DUN JLE JLE
P A R P A R H
20 mg/kg 20 mg/kg 20 mg/kg 40 mg/kg
(N=62) (N=58) (N=6) (N=16)
N (%) N (%) N (%) N (%)
FLZ I AAAE ADA 2(3.3) 43 (74.1) 1(16.7) 2 (12.5)
RITH P4 ADA 59 (95.2) 36 (62.1) 1(16.6) 9 (56.3)
PiFh NAb 257 14 (22.6) 5(8.6) 0 0
ANl 75 P 410 1 5(8.1) 6(10.3) 0 0
AN P 50 AT 1 12 (19.4) 15 (25.9) 0 2 (12.5)

@ A4 2 B LEBH

b R RTT B AR IR PR T BT R R S BB R o VT, RN EE N 0.9-9.9 £, JLE B

N 0.6-11.8 4.
JLEE NGt

JLE AFEIG R R S A B M. (19 %1 1-12 % 1OPD JLEHEE CPYFER
6.8 %) F2 155K 9 £ F 16 % LOPD JLEHEE) 5BAIRE A R MNAREL.

[#£2]

o
[EEFEN]

BAEE R Bl BUR NAE A K BUR N

FECRPEH B o 1077 B A T Ol TR EUN, SRk ™ BN (S0
[ARKMD.

ISR BEF B o I, NIRER 3R O6E 2 A B SCRFE I, B4R O D5 e, 5
TR IE K B AT D e 7™ B S 0 R

PSR A B R R U N B R T B I BN, N2 ST B I SORBE I o, JFITARE
2RI ZIIIRTT o L7 FEAE R ™ B i e N B L R R U L S EL I 45 24 ORKE T o Y
DARS R ER 7t o — 48 R AR AT T HER 77 B (R 7 Ao A 8 P i 5 R A T H PR AR T
SR o R R A R USROS ) R, T PR SR PEH S o HEAT U B IR E
H g2, NS IMETE, JRERIPUE SR G it . — BEE e R e, w)
IR DAIE Bt

FEUT/4E21T



U SRR A B FE B R RO SE, R N A O R BT 4 LR
RV RBL (TAR)

ks, EIRREETC T, SORMEERE o %000 IR A/ RS 2N Y R AT — ) [H)
By KA TAR, JF BAESRGE S B m i e R AL TAR (B0 DA R R D.

TESCRWEL Y o SRS, S 2V ERRIEOM 10 8 P REAATE B K TAR XU . M3
Pl U193 K638 o JUE L IR Ty e T RS2 407, 16 M BB A FL B 25 2 2B TAR 51 A 1) o B 9 O
R4 T NE ) IR/ BN B S5 R SR TR B> TAR . R, RS2 AT IR (1
H AT REH I TAR.

IR KRR TAR, N RESLME IR REE RS o MZ52, JEITARE LI Ya
J7 . NFEEIEEST IAR JGEHG 4 R o FISRmMNIG . — B LT
FE TR, AU R AR IH PR AR TAR . — HUBS I 32 Favis, T 39 77 &
PUA B LS . CIRTETT a0, WE KL TR ESPEE IAR, B 0E 2 5l 8 it
fF IR T Re = G ER (S0 IAR M D,

SRR

FERNGR B (95%) ARG T IEE (62%) Wt 77 h alrIyizabt
& (ADA) (W (AR D,

TAR FHERUS N AT BEAROT T ADA [P AR T R AR o K250 TAR IR B 45 P B
HHEER, B AR R R SR T IR YT . TEIRIRBF S, ADA FRIAE AN S IG R A 2K
W (W IARKRBD.

Sk it Ty B T 35 F) XU

TEG R B Z B . A AMERPIR RGP SR . DLAE RO AERY
By T e 5240 HL 75 2 PR N B2 1) R R A SR BB G o RO TH . 1X S8 SR TR
TR P B AFE O UL /S IR T RSP BRI U . 7E R MR BE o Hre), NiRE
I B A 4 1) 7 SRR R I U i it , — e AR T R T R A 1 MR TR SR KW SR )
8] o
LR k-8 BN 4 5 BRI ) O 55 RS

XA ORI KT IOPD (35, (EREAT 4 S RIE, JEAT O i & Bk AT HoAth 41
FHF AR R E

X BAT L EIE R IOPD 5%, {84 SR 5 S 800 IEBRIE EET:, SR ZO T
SRS O RE (AREEE. ORISR XK.

FI127T/352177T



[ ZE R AEZHE]
MR

o R AR TP A A OB o AT IO o X AR 38 2 UG R R T« T
AR R T IO o AEAEARIVI RIS Y & 75 22 A I A58 « (0 S0 BEAR )98 7R 3R 2 it
BN (AR LRI B, A N AEGEYRIYIANE ) SOOBE o

FER T NFLIT PSRBT o S &R DLRORBEERE o X9y B sl BEFL IR TR 2L
JLEISZM AT O . JoVEAS R T ORI o 78 BRFLIRIRIIRME AT 2 15 2 2 45
Wo AR B9 E 3R 2B 1 T AR R CELA o BEALMR IR O£ T B R ) I, A R AE
BEFLPRTRIIAE I SORMEH S o (S0 [Z5B R D,

25 4b

H He
WA KT RNEE B ot NIEAEF A8 75200 1) i PR A
[JLERZ]

SRBEF B o £ 6 N LA TILE P2 REHARE. T 6 MH KL
IR
[ZFERZ]

IR o FOIGPRIF 50 LA 14 01 65 %74 % A 3 ] 75 % K b 1018
B BAEBB OB SRR S BRI (20 URERRRT D
(AR EAEF ]

RS MRAAT A AT, T IR Mg —Fh N AL (R, e
M 2 PASO A S (2540 AR T 1 1 0 T AR (S
[ 2513t &)

S ORI BT 2 SO SRR S, L B2
— KR40 mgkg (TR MOAER, I ELYE B R oA R DURR S PR AE AR
BXRRRRMIER (B0 [EEFH] A URRRMD.

[ipRZi5 ]
RN 1%

FEDE U B R, RO SR MR CRE DU (Hexd), SRJEBAIRWLHE th 1451,
PR Hexd (KL TSI 52 H S BB R ATRRIURE (Glod) MVKAEMEITHEAE. bR
IO, B BIERNE o 67 T ARG DG 56 R Gled TRIE CLURLFHEAT bR

F135/3E21 708



1, FEHR4E A mmol Gled/mol JLET) .

W5t 1 (EFC14028/COMET) H1, F#&N 16-78 & ¥ LOPD &3, iRz L

RIEHT o 20 mg/kg FFHA— AT, MILZFIZE 49 J&, IR Hex4 WM H 4 LL

(SD) 4-53.90% (24.03), TAEES 145 kL2 REH R o W07 EE S, X—
BARFFIE-53.35% (72.73), {EJFIRHEZBEIE — R TT BB EE§ o 20 mg/kg B &
H, MIERZREIEE 49 i, JR Hex4 1P EH 0 (SD) BHH-10.8% (32.33), MBaHE
o FEH B RWEEIE o 5, 1E50 145 At — D% %-48.04% (41.97).

WH5E 2 (ACT14132/Mini-COMET) 1, kN 1-12 % KILRTRE T o 1677 )5 R
Nl PR 3 1R Bl T ROR A TOPD 83, fE#32 RBE T o 40 mg/kg &M i — kiR
57 6 NHIE, IR Hexd IRFEERIEL AT H 0t (SD) 4051 8-40.97% (16.72) Al
-37.48% (17.16) 0 Xf REAEZEBTEE B o V697 Ja RPN Im AR ZEIR I 8 45 T 3RBET B o
20 mg/kg 69T, R Hexd WRIERFLAR WA 77N 0.34% (42.09) (S0 il
RIS D o
HRE 1%

M B DU (LOPD) %%

7E 75 ] 16-78 % H:52 5-20 mg/kg RNEH MG o B Bl —IREE 25157 1) LOPD &34
B AE) I RS T SRR o 2R I R
W)L DU (IOPD) %%

1516 B 1-12 %452 W IHEL I o 677 1) TOPD B3 it K250 122 it AT 7
PG, HPadE 6 B4 20 me/kg ¥RIT IIEE R 10 H13%Z 40 mg/kg WRITINERE . BT
HEBE B REREE
The

LOPD 35 7142 52 B J — IR Ef ki SR BE T S o 20 mg/kg CHAVE 4 /N 5,
P15 Comax A7 AUCow 43518 273 pg/mL (24%) A1 1220 pg-h/mL (29%).

IOPD 3 1E 32 5 5 P il — IR ke SR BE S o 20 mg/kg CHivE 4 /NETD - A1 40
mg/kg Ciiid: 7 /M) 2525)5, P33 Coax JEHE 207108 175-189 pg/mL A1 205-403 pg/ml;
P15 AUCw Y #4354 805-923 nug-h/mL Al 1720-2630 pg-h/mL.
paxiitl

£ LOPD &, REAAZEN /AR TN A SERBE S o o SR 5 (1 20 A7 AR i

HB14TT/FL21T7T



T{E N 3.4L,

£ TOPD &, 852 W RKEH RS o.20 mg/kg Al 40 mg/kg B A —IRGB 253097 »
PRSI B A B RVEE Y 3.5-5.4 L.

fE LOPD B, BEAAZAE) ) # AT 1) SERME G o ML bR LG
N 0.87 L/he REEFEE o 20 mg/keg B E — XSG 206IT 5, PRI RFEZH Y
1.55 /Misf .

7E IOPD i3, CRHEFRE o 20 mg/kg 1 40 mg/kg B —IRGZ6YT 5, °F
PG BRZTE A 0.53-0.70 L/h, PR IE R -2 HIVEH D 0.60-1.19 /N
S LA |5 A48

7f LOPD & f1 IOPD &, WREFH I o MR EE 25 3I7E 5-20 mg/kg F1 20-40
mg/kg Ya N 57 E 2 LLEIE . B E—IRG 2R W ER
G SR

FERFFE 1 (EFC14028/COMET) H, 95.2 (59 /62 ) #5252 W R WEE B o 1597 1
BFEAERST WA T PE (ADA). %S| ADA R BFIAARTE, 55 49 JnS, &%
(1) ADA VB FE AN PK RIS MREAT BB AH DG 34
R N

LOPD &35 BRI BN 122 M B, AR E L SRR 0] 3 RMEH 1 o (254K
HIPAE S RS-

JEThREA 4 N B

AR ATE I D e AN 2 B Th S SR ME T B o IO 250K )7 Rk

B ThEEA 4 N

AR T R B D REAS A0 S RBE G o Z4R30 7 2 52 M i) 1E 2R 9

INNTHAR 2B J1 2250 T ) 75 914832 3ERME T8 o 20 mg/kg 45 2457R 97 1) LOPD
Hrh, A 6 BIREEIhREA A RS RN B /NERIED F 60-89 mL/min), =T
LB 15 a IR, KRG E DR A2 SERNE IS o 558 B IR .

[ZiEEE]

ZE/EA

2 VB3 (PRI R AP0 11 2, R 2 2 Wl Bl e = R RORE SR A 10 ) — e

L
>0

\o
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WAL ERE A VRSN, AR ARBEIR I o- M BT HE H A (GAA) BRZ 51, SESMA
2 R JELE VR AR A 25 AR

SERBEF B o WIIRBESNEVE R G S (GAA). SORBEFEE o b H B2 b -0k
M (M6P) fr3 5UfIRIE M6P ZAK SR 4 &, MG WAL IE I8 20 Bk o 3t 47
AN, TN GAA BiEME. SORPETEE o LR A 70 i I 1 i s 1

HEPIA
WAL R M RBEAT LR ER AT
B

WERRE /N BRIk R T LR B0, B R Z—IR, FIEIES0 mgkg CRITAL 5
) N, RIXAEE HRA R0,

RN R AR-A AT S e P, TR B 6 R 2 5 1S RE KA T L RN B0 0. 10,
20850 mg/kg/ R, FERLGHA—IX, {EmmnlES0mg/kg/ R (AT LOPDEH HEH &
20 mg/kg G F JE — IR A 2R N AR S AUCR B BIN17R5) F, 5l — SRR H Bl 5% &
B2, AREIEEUR N . %50 R ] W RS 2 e A AN ARSI B g . N BRUAGA
BRI IE 2 3R BE B oA 22 2 1 BERE NG AFIE 3R, 1245 LR IRIR-Ia A7 812 H
T5 G [ R S BRI o BEAROR WUAS RS2 & (NOAELD J9 ki 4450 mg/kg/
R CANAUCHILTRS), MEIa-IatF K & BV RINOAEL #5420 mg/kg/ R (Y AAUC
[14.8F5).

RIRIG-RaHF BRI T, TUEIRESOR 228 19 Rk T R WEE a0, 30, 607
100 mg/kg/ K, TERGH—IX, EimmlE (A2 TLOPDE H HEFE 20 mg/kgRE W i —
IR ZIHR NS AUCR B ZMOLRE) N ARG 1A R & .

= A EE ISR T, N TR ORES 6 R 277 J5 B 20 Rk 4h T R H o, BEMR
BYUIR, B &S0 mg/kg N, XFFACKRFAEA R,

BomtE: WARIT VBRI
7350059 |
#£ LOPD &3 AT M I KRBT 5L

WH5E 1, EFC14028/COMET, & —WifEdl. ZE. ZHi . WEI, HESCRM
g o FIBTHEL B o 75 100 1 16-78 5 (14176 LOPD & H A A e Ak . MR 4%
B Mg R (FVO). M. FRMESZR, BELL L1 LBIRENL 4, FF RS
— K 20 mg/kg YORKET T o BOFTHEEEE o £72E 12 N H (49 FD.
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WAL 1 EFEFF Y RIGTT I, R BTRE Y o 00FTE A Oy SRR
o VAIT, FRSIRIT BRI 145 B SRS, 95 BIUEE AT (CLREL
a 2 51491, BUBEEEE o 4 44 61D, IRKEERG o M RIGITIHERNA T 5 —H6lL

WEFL 1 R B TR MR E) 12 AN H (BB 49 D B ELSZAL FVC % NME A2 4 .
TESE 49 JH, X2 SORBEE S o FIBTEE RS o 10T 108 FVC % INME i/ — 3k
o (LS) ¥IMHAEE (SE) 437318 2.89% (0.88) F1 0.46% (0.93). X HRHEFFHEG o A1 B4
T o B FVC %INME 2 8] B Ilm AR S 1) LS WIEZERY 2.43% (95%CI: -0.13,
4.99), # T HUE XWAELBIHAE-1.1, LB T SitdER R (p=0.0074). ZHFFIAR
RPMBEM ST BENE (p=0.0626), REEL SIVHALTER A 2 B VLB M1 I T i
G

FEL G RIENR S,

XFTER 49 JH J5 ANRTHEE R o Fe o SORMET S o VRTINS, FVCY% Tl {E A5
49 JE A5 145 R LS P26 0.81 (1.08) (95% CI: -1.32, 2.95). f 145 JEHRS,
WGBS HE B o 3N L RIEER o WBITIE 1 FVC%IMIEAR E, HUE -S53N
il o ZHARML. SEELRARLL, 76 YIRS o L 4k 80 7T (0 B T 44 FVCY% TG
e

£ 5 HLAL FVC Tl % MFEER )28 49 ) LS B{EZAL

XRFEEEE o FTHEEEE o
(n=51) (n=49)

B A 7 E R B Y%
TA T H 2k “FH{E (SD) 62.55 (14.39) 61.56 (12.40)
%13 HELZL (1) LS #41H (SE) 2Ffk 3.05 (0.78) 0.65 (0.81)
5 25 HILZH) LS $4{E (SE) Ak 3.21 (0.80) 0.57 (0.84)
H3TH H 2R LS #4918 (SE) 21k 2.21 (1.00) 0.55 (1.05)
%49 s so) 65.49 (17.42) 61.16 (13.49)
HRLES 49 FRfhit
A5 A, (MMRM) HAEZE1 LS #4918 (SE) 421k 2.892 (0.88) 0.46% (0.93)
HIELEE 49 ML |LS BIME (95% CD 2.43%(-0.13,4.99)
G THZE T (MMRM) [P {H ° 0.0074

P 1A © 0.0626

MMRM: EE SRR,
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@ 7E MMRM 8 560 b, 2R R AL LR FVC T %ol i sk RS & | PRI, AF W GRZRAER) .
BITA Ui IRTT AR 18] AE EAE FAAE D [ E RN

b JEHRITE-1.1%

© BB B R

BT 1 ISR B2 R MR 25 12 AN (58 49 JD 6 438l (6 3 Blb AT IR,
OMWT) WEBATIEES AR, 756 49 JAXT 852 LR BEF G o FPTHEEFE o V77 I B
% 6MWT [ H 22k LS ¥HALL(SE) /318 32.21m (9.93) F12.19m (10.40). SR
il o AL, LS ¥MEZER 30.01 m (95%CI: 1.33,58.69) FBH T Y RFEF A o BUHIR
. 6MWT 45 51 WK 6.

XI5 49 JH J5 ABTHE Y o B oy R BE T o V0T B0, oMWT GEAT R,
FALKD MG 49 JH 255 145 AR LS P4 8-2.3 (10.6), 95%CI: -23.2, 18.7. %
145 JNy, WEERIBHEE S o HEHNSREE R o IT S OMWT FE. H5HEAH
b, CRBEFEE o 2521808 FREIGE

I TR FAth R 28 55 R RS (MITPD | B KIS (MEP) 45583l 774% (HHD)
Ry PREIZF TR (QMFT) & 4r il SF-12 (EREFHCAEVE R A A, AHE &4
FURE A R o XL S5 45 TP LR 6.

FheN 16-78 L HIHTIG LOPD &, JTHiH1532 WoRPEH IS o 20mg/kg BRI —if
ST, MEEZFIZE 49 i, JK Hex4 BHHIFEIE 7L (SD) 4-53.90% (24.03), T{EL
145 JA k2332 WRNEH R o VRIT B T, XA IRIFE-53.35% (72.73). fETT4A
Fe 52 R A — U T BT B 0. 20mg/kg HERFE R, MR EIEE 49 i, IR Hex4 [11°F3
Bkt (SD) 2846 79-10.8% (32.33), MFTHEL B o ¥ 2 RBEH I o J5, fEZ 145
JAE— 0 P 25-48.04% (41.97).
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&K 6 HMRELRNELENE 49 FH LS HEZRL

g XRGEEBE o TS EEE o LS HEER
LS ¥{EAA (SE) |LS #HMEZRA (SE)|  (95% CI)
6 B ATINR(OMWT)FE . CK) b 32.21(9.93) 2.19(10.40)  |30.01 (1.33,58.69)
B RISEMIP) (Tl %) 8.71 (2.09) 4.33 (2.19) 4.38 (-1.64,10.39)
BRI (T %) © 10.97 (2.84) 8.35(2.97) 2.61 (-5.61,10.83)
FFE 714 (HHD) &4 260.69 (46.07) 153.72 (48.54) 106,97
(-26.56,240.5)
PUEIZE AL (QMFT) &4 3.98 (0.63) 1.89 (0.69) 2.08 (0.22,3.95)
Rl Wt i) I oo

S6MWT P2 ] MMRM BEAEURE IE T 328 FVC F%M3ELE 6MWT (LICK N ARG ATER ) ERE (L
SEONBAL, TEFELRID . PERI. W T4l TRLRA T - Ui LA N IE RN .

> FE5S 13 25 F1 37 J#, avalglucosidase alfa 41 53EZBHHLL 1) LS ¥{H (SE) 4k 735 18.02 (8.79).

27.26 (9.98) #128.43 (9.06), alglucosidase alfa Z1} %% 15.11 (9.16). 9.58 (10.41) 1 15.49 (9.48).,
© HIFHURIE S BT AVEEE 4 B B AT A H L MIP F1 MEP {1083 (GAMEIT4L2 6D,

d AR P R IR UL

© RE A FETR I

£ LOPD ¥ Pl e i) —TWUT Ik AEX w5, FVC Ttl%A 6MWT &5
REEH T o 20 mg/kg BEWJE — IREGZIRIT Kk 6 4, HIT AR E .
£ 10PD B3 kAT B e PRAT 52

W5t 2 (ACT14132/Mini-COMET) J&—IZARTHEH IS o V697 2RI H Im R R 5l
RITRORAER)JLE TOPD &3 (1-12 %) FdATHIZFrEs 11, JFsas. BB,
Zrply SCRVEERE o ERIBMFIEMASIRI . ZOF RIS T 22 FIEFE: A1
6 BIRINIGREZRIEF, B2 20mgkg THE KA, RIT 25 B Al2f
5 BIRINIGRFEIR M B3, 852 40mg/kg THIE —IR4A 2, IR97 25 BABI3 A 11
B RIANGIRST O 83, o 5 BB E 52 40mg/kg W RKEHE o FFMH—K
g2, IRIT 25 A, 5i5h 6 BB EEZ W AURTRE R R (VEFETE 20mg/kg BV —IRE
40mg/kg BFH— IR 18D HIFTHEE B o 452, V89T 25 JH.

W FE210 32 H W2 DAl SR B o 24 1) 22 A PRI 52 1, 8L H A PPAG 30K
W ol A R o B3 o AR B AT A P BT Bl o 97 1 PR S 3R B PR 280 R A 1 A
b, HUKIEEhThRETE A 88T (GMFM-88). PREEZNThEEMIA (QMFT). FE NlJi
JLEFRE AL B3R (Pompe-PEDD . ZADEFisE (LVM) ZiF4r. HREGA B & 1 vEh
RGN B E AR 2R E S . SR R0 mg/kelh ZiAHEL, R —
k40 mg/kga 2RI RUCRBE IR o R — IR R e 20 mg/kg (BAI1D ¥A
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I7 IO & oA 2 I B — 2P IR IR, I AIAE S SSE RIS 6 1 852 1 91 A
—IRE 2 20 mg/kghi N340 mg/kglfIFI & . &M JE — k425240 mg/kglfI A B EHT
FIR ORFFIZ &, B R AP IR R R

fEJLEIOPDEFE h, XM HF G oifiy7 RN IR IR (BAFI2) BRI RIT 2K
fE (BA3), FUeAN1 - 125 WIOPDEH, 45 T X RFEH o 40 mg/kgRE P i —IRiGIT6
AN A G FRHex43 5 R A L7 34 1 43 B (SDD 43 51l -40.97%(16.72) F1-37.48%(17.16) .
S B A 28 BT B o5 7 I PR 3R 1 J 38 45 T R e 20 me/kgifyT ), JRHex4%
B AT E 4 HN0.34% (42.09).

S TE S5 49 R I 10051 £ 3« 5573 J& e of 8451 56 2 AN 597 Ja e o 3491 j6 o PPAy 17 30k
Bl ol I AR 1T 280 75 A A1 FH D iy ol PR ZE R MIOPD R b, 2 4L (1
fEieahnRe. OO = E AR A Bl &) M7 R80T 4RIk 24F .

JLEE N B

19451 1-12 % 5le 1 #2252 30 BT s W 7 IO 1OPD ) L /3 H AT C 8232 L R B i iy
57 (S0 UHEREYL IARKRMY A DLEMZAD, Fifl9-16% FILOPDJL#E B &2
T RBEE oI -

H

i

(5]
T 2~8°CLRAZANIZ iy
[ 3]
1 /&
[(FZoH]
48 H
[ AT AR #E]
25 i MR 1520230032
[HtAECS ]
2yt IS 25 HE¥S120230015
[ EWmHFATRFAEA]
% #%: Genzyme Corporation
VEMHIAE: 450 Water Street, Cambridge, MA 02141, United States of America
(4740 ]

2071 /362110



HEFE]TMALEE ] 4 FR: Genzyme Ireland Limited
Hidik: IDA Industrial Park, Old Kilmeaden Road, Waterford, Ireland

AL LIN |

LR RIRIEERZAE R AR

ke BT X AE 2 %1228 51906 %
#7730 800(400)-820-8884

HE%%: 200040
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	50
	1.25至5
	100
	50
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	200
	100
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	300
	150
	20.1至30
	400
	200
	30.1至35
	500
	250
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	600
	300
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	1000
	500
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	1200
	600
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