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L EEERERE. AREXREESBRBENSMEOHIIERENKE

o HIFMELM™EIBURKENESRK

HEXREER o JATNEEPELRETERRE, 8FRELTETHK
Rz, XKREEEEE o H25HE), NMFEFHEMNE YRETIFER, Sl 0MERE
B, MEAEEEERRNY (WELTEIBRY), NZBMERAKEREH o, H
FHABLHMAYETT. N TRAEEEBRRNMNEBE, ATEEMNEKEEER o
ThREEE (81 GEEERD.
o MAHXKM (IAR)

ERXKEER o JATHNEETEERETTRSKEREE IAR. MMRL
£ EF IAR, MEEMFIEREER o MAH, HAREHNAYET. K
EREEE IAR REMBLILRETE o BREMRE. EXREEE o 0k
B, BARMEMERHNEETEEEERKX IAR XK. BRRAKE DS &M
FERINGEFTGESZH, XATREFEEERSHLE IAR SIENEFHLE (B0 UE
BEOD.
o 5RBENBMOFHTHRETIE XS

EZLEGRBREEIZNESE. #AUTRASERNBE. UREH
IDREF/S PR ThaE R E FERBIBGANEN B &S, ERARETEEED
BEFN/SEPFEIRThRE ™ ERARIKEE, EXKREHEEE o Wi, RnE% S
EsnE (80 CEEERD.
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YW 4 HR:  Avalglucosidase Alfa for Injection
MiEPEE:  Zhusheyong Aifutangganmei o
[ s ]
WAz FR: A NG o140 Bl A IO H e b -6- T IR - T 55 W 6 SR bk

TR T 7R NFTRE S o (Alglucosidase Alfa) (CasooHes20N 119701208832, 25 A Jifi

AR + (K% 6-8 1) EME (CaaH7sN3040P2)
s o TERZAN 124 kDa
iRk HEERE. HER. HER. SHRRAZRRAE LA 80
[H#4R]

AR A A BE R OE THORMIBN AR . BiE)E, POMEW. o2k i,
(& RE ]

TP UG (BRYE o & M BE[GAAIBR =) B K IR &G 7T .

[##%]

100 mg/#l
[FHEAE]

TS F 3 INE B o B YR T DB DU BRI FLA 38 A AU 1 503 B 22 JUL IR 5095
250+ & AR A .

HEERE

B PP ESZ DAL L2« RGN/ B K R IR T LATRT B i iU R

VEST S IR o O HETE T 2220 mg/kg (PRED), MEPIR—IK, #IKESZ.
W)L DU (IOPD)  FR 35 77 & 1 8 .

X452 20 mg/kg (ARED, FFM R —KIGTT IO FFIRONT/EGZ B Dh REsh = 2%
BN AR IOPD B3, TEWRCH ZaVE i@ (fhn, &R N . ik ™ B R
BBV 22 XD BIIEBL R, N R AR N2 40 mg/kg (IAE), RFME —IX.

ST AN 52 55 P ] 40 mg/kg 3 RBEF G o (O (BN, EEBEURN ., HE™E

RS R EARS 2 XD, 2 PR R R PR R AR 20 mg/kg. (L LIERHEID.
ReR N B
EG L
65 % DL b ol WA &

FE2T/FL19T



HEThBEA 4
AR VPG SO BE o 7E AT DhREAN 2 B8 i) 2 A RN RE, 04T B X X 2k i

HHERF R E M 25T &

HINER A
FEIE DA 2 FB R R AP AR
ABHE PR AR, B R B A HRE A2 % . (B DRk

D,

JLEARE (6 MH KT &)

i o 5 Bl L JEE T T

SORPER I o /£ 6 D H LLUN JLEF R 2 e EAE RE AR E. 6 NH &L
N ERE IR

LUTTIE

BEIVE ST I SORBEE IS o (NHE— IR TEE, 1%
B YR R A B 14 s IS AT 52 58 368 98 2 5k 56

24 i AR N KR 45 24 o

WL 1 mg/kg//INRFIHIIRE AT 004, I R BCH WO R OB (JAR)D A

fiE, JUEE 30 8PN —Ik, ZWAR 1 o FERRAIG NG 26 (1) 20 B RS 3R
GRS NREISE
R 1-BBOER TR

- HIOER (mg/kg//N) KAFFEER [R] (ZNE)

SE,1 BE2 (BE3I (PB4 | BES
M AL DL (LOPD) 1 3 58 78 NA 455
WL T |4 PR 1 3 5 7 NA 7
(10PD) 5L 1 3 6 8 10 5

SXFTRE N 1.25-5 kg ) LOPD 8%, S KHBIEZA 4.8 mg/kg//MH
b3 TR E Jy 1.25-5 kg [ IOPD &4, S KEIRIEZ N 9.6 mg/kg//Mit .
BRORCONE B PR R s B B RE RV O S N, NS R By

I SRR ™

S TR o By R aRE

EEAA OGN, AT R By T R B A v AN /B U TS

Do

B LR, R A] BERFL
BUSRERTE 55 3R] HRAE AE 2 TR AR 8] A A2
O R P I T A ) 2 AR R R v, $5 48 30

3T/ 197

i L5

MR EERTT « W R AR 2 b R R U B BY
MHIBEERT (S0 FEERHE

SAFLE; L, FIREEITR 2/ SRR 30 404F, H
WRFEREIR, NP

ort, IR JERHHGE R BTN 50%,




Fpsk:

15 530 0Bk e WARAERR B, WK SRR 5 09 0 2 S LR A (R, 2%

JEARELIZD AR, HEB B KK,

HENmEE S

TS I SCORMER S o BRI IR N i B2 22 Ll N 01T
R ERE, MR ER,

i

1.

6.
7.

8.

ARAE A B AR FERIHE R R B 20 mg/kg B 40 me/kg, B8 75 B IR AL
BEIRE (kg) x FE(mg/kg) = BEFE(mg)-

BEFE (LhmgiH) BRLL 100 mg/iil = 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 KR LA
100 mg//IMiL =3.2 MM Rk, FEEEFIRECH 4 .

. EBEKE(16ke) x R (40 mgkg) = HBEFIE (640 mg).

640 mg FRLL 100 mg//Mif = 6.4 A~/ Rk, FERIEFIRECH 7 1.
MATEAE P BT TR 2500, OB L) 30 vkl HIKE EER.

I AR 2RI 10.0 ml 751 FH AR & 3R 53 F R BEFH S o RHRZ5Y)
SAFHIARE N 100 mg/10 ml (10 mg/ml) . 38 G iE 5 FH KW A AT B 71 o s,
B 1= AR VA . BRI I NE S K, AMS BHEME R SR T 240 L
AR B G A2 TE B erREIREN 2 .

N7 RISt A AR P SR S R C AT AR o T SRS A U R AN I R4 i
RIEHR A, B

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

MEEAS /N H 2208 e BT VAV ORI SR R FE D

P SRR NG M BRI N 1) 5% 91 4 W VS VAR v o IS 388 4 VAR S v B4 B0
S 3 G 7 A N A

BB B b R RS, IRAHBIN, 1B IRIRTAS.
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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-FBEBELE 20 mg/kg M 40 mg/kg FIR FEHN A KREER o AP KATE

BEAEGRE (kg) |20 mg/kg HEHFE (mD |40 mg/kg KRHEE (mD
125 %5 50 50
5.1 %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
B I (AT

JS2S7 R IR i 2t . WERTCIESLEME T, 7T ORI TUE T-2-8°Co61F T, T
CADRAF i 2 24/ NS
P B T YL ) i A

JS2ST BV AR RE L o WNTCVESLBIAE T, BZ R AF . MREJEAE 2-8°C 5( AT, I
WA BRI AE M) A AR E PEAE 0.5 mg/ml F 4 mg/ml Z [ W] FFEE R £ 24 /)
I, RIRERIR (e 25°C) KM N AlHFEERZ 9 /M, BIUA S VE T4t

RAEFHHIZ5 % E T

[RR&M]
A PERHIE L 485

PEARiE, B WRMEEEE o AT HEF TG R EA RPN FEM (1.4%01) &
D) SR PRI AAE, PRI AR, RO, R AL RN E . KR R TR, R
Wt E. ORTbE MEEAERERK (% 0.7%MEE). Jiks, 43.5%MEH KER

5T/ 197



TR, 1.4%00 8 R AR R = B U N, 26.1% 00 8 R AE SR OGRS . TEIR IR
WEFE, A 2.9%E5 2 WREE G o MEE K AT ILIBYT: &A 0.7%M B K LU T 4
WS RPEEBE o AR FAF M2 LIRS FEIREE . BEANIE L Sk 2. &l
WL, IRFTIMAILLDE .

R 2 RIS (ADR) (>5%) 2955 (9.4%) 2 (8% ) kI (7.2%)+
FHMRE (6.5%). HEZ (6.5%). &y (5.8%) FIFER (5.1%).

K E 4 TG RAF 7 (EFC14028/COMET. ACT14132/Mini-COMET. TDR12857/NEO
A1 LTS13769/NEO-EXT) L &L 24 ME o A4 B3k 138 Bl 32 W RWEH B o V877 1Y
B L8 I NAT 20 B LF D EIRHEFIIE S, B2 SRMEH S o A
J7 B FH R 1) ADR 4T3 3.
ENEYANYIES

BNRBBWEDPROANRKN. (EEAD 3 FUEE RIS, EMREHEI: +4
WL (=10%), HIHA%~10%, & 1%), HH01%~1%, % 0.1%), FIH0.01%~
0.1%, % 0.01%), 75 W(<0.01%).

T NEERD, 2 B RS (AN RS AR WA R RS FERR M
AN, AR ™ EFR R T HE .

R 3 KRBT FUIC B i P2 S R R o WRITRI BB RAEMA R RN (N=138)

RARETR P BHEARE
TG N AR R = gERR R
G S + 5 L AR N
L S A G UR:, §d DA
BRI RGPTR W LI
L Sk
I B
18 W TR S H
18 W IV i
AR 2% B 0 W AR 78 1fiL
18 W SERE R
= HR B 3%
A IR
O 28 B R 18 W IWSIBUBL
= et TN
M 5k A 2500w I = I
5 EAN
= I
WP 2245 i K O\ R s W N 18
L TP R 7] e
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ROBRENK kS BHEARE
8 W, TS AV TF
1E LB 78 EFC14028/COMET H1, 100 1 16-78 % 2 [A][] LOPD 3 CRZ&MEH

RIGTT) 527 20 mg/kg I RBELEF o (n=51) 87 20 mg/kg KIFTHEF S o (n=49)
1RIT o 2% 4552 W RFEL I o 697 I EH A 6. 1% Z BT HE I o 1697 1 EE G T E
AR WFFEPIA 8.2%45 2 B FEEF I o VAT 10 RIS R ST K A5 1R TR T S
RWEEG o 4R BFH K AT ILIEIT o I iR 1 ADR (>5%) &3k Bl &
FE. SR HEZ .
A B RS
AEBURN (EREER R ™ BT R M)

FEIC R 22 7, 60/138 (43.5%) 5 38 R AR MU N, F45 6/138 (4.3%)
o1 £ 3 ik BRI RN 2/138 (1.4%) 51l B3 4 45 38R ™ B USSR SR AU
N IgE S5 1 o R 7™ I B SRR G AR P IR A 0 e L L A B AL N
e, Wl FERL. TEMK. MREREIC. SEKL. ME. TEMEHRFEL
AR T FE AR . o P R USRS (R B AR IR I vy . WRTIR B AN
BWAER A (TAR)

FE—TUC R Ao frdr, EIRIRIT L 20 42/138 (30.4%) il 2R bEH
o VRIT IR E R T AR, 3/138 (2.2%) FIEEHRYE 7 HEE IAR, AERAFEIHAIE |
MO E T I 1 B ) TAR EAERSENL . . BEVS . AR, =, K. R
EREERT . Bl IRFRIM. R, RFE. KE. AR . Ll FHE.
Xk BIEAIE . Skt 29T JEEBIAK . MBI, AR, TRABE. fiEM
R, KZHIAR (™ AR B 2Pl iR el

TE LA 5T EFC14028/COMET H, SEFEH g o 41 (16/49 [32.7%]) AHEL, 3K
PEE G o 2R 270 1 I IAR (13/51[25.5%]) ) LOPD HEEH/D . W IRFELEY o 41
(3 R RS EIE TAR, FTREFREY o 4100 2 IR IR T HE IAR Gk, Wi,
R PP R A ASED . SCRWET R o 280 R a7 IR LA R $
tF G2 IR IRFE (7.8%) FHHE (5.9%), PR o 0 (8.2%). &
FE (82%) AIFALL (6.1%). W RWHEEE o 41 7 B (13.7%) BHFBTHEFE T o 219 10
HiI[20.4%] FE R K2 B TAR RS .
o SR 44
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FESCRBEERG o T IR DU 3, X 3CRKEH S o N IITZPiE (ADA)D
KRN 4. MFEFACP AL TR 8.3 .

TERAR RN B3, 78 ADA BHYEART ADA B 3 80 822 & 2E TAR. IgG ADA
T FE B, TAR FURHESU R R AR Flksr . FEWDG B b, B ADA W EEHIIE N, TIAR
RAZEIEINES, BA w ADA W FE>12,800 B HE 1) IAR KA (61.5%),
FEZ T, HA T ADA % 1,600-6,400 (187 1) IAR KAEFH 17.2%, HAK ADA
T 100-800 f &4 I AR RAEZFN 7.1%, ADA I K IAR KAEF A 33.3%. 1F
P2 W B ARIBYT (ERTD) FISNEEH, 5 ADA I EE ML, 697+ 74k ADA 1)
B TAR AR BUS S R A 3 T e 1 IR SR A 1 e 2o vR 7 i) i R AR TR
FEE I U R . ADA FRAEFN RS 1) LRHE S TAR R AE AL A R AR ™
U S LREE (S0 LERFETD.

FEImPRAE 55 EFC14028/COMET H, 2 fil et 7 3 RMEHBE o I m RFEEHUIRTE
J& (HSAT), {HX 57 MFERAMI. ADA X RMNAFFRERY, KEHEssrmts
BTHEE I o 28 R BIUE. FE5E 49 R, 361 (5.9%) HERWBIREEHE o

SEDUR . ADA SR 2 WYY AR PR, 32 BT i A PO SR B PKORI PD AR

R (W DimRZE D,

T/ 197



& 4-LOPD M 1OPD BEFAF KGRI H HIL ADA FIRAER

HS AR o S FIPTREE S o
WREER s fE L
s Y FBEENE o ADA B L o ADA
DN DN JLE JLE DN JLH#
TR | AT | eEE | e | mlf’fuo%
20 mg/kg 20 mg/kg | 20 mg/kg | 40 mg/kg | 20 mg/kg 40 mg/kg
(N=61) (N=55) | (N=6) | (N=10) (N=48) (N=6)
N (%) N (%) | N (%) | N (%) N (%) N (%)
FLZ I AAAE ADA 2(3.3) 40 (72.7) | 1(16.7) 1 (10) 2(4.2) 3 (50)
BIT A ADA 58 (95.1) | 27(49.1) | 1(16.7) 5(50) 46 (95.8) 3 (50)
HFIHiR (NAb)
W NAb 2570 13 (21.1) 2 (3.6) ND¢© ND¢©
ANt v 1 410 1 4 (6.6) 8 (14.5) 4 (8.3) 2 (33.3)
AS IR A 10 (16.4) 8 (14.5) 19 (39.6) 0

* P LE R

b RS IR I AR IR R IT FU BT B R BT A o V69T, RN BE N 0.9-9.9 4, JLEEE

5 0.5-11.7 4E.

JLE A

JLE NBEIG IR RIS 29 B RN (19 1 1-12 % 10PD JLEHEE CENFER
6.8 %) 1416 % LOPD JLEHEE) S5HAMRE A R MNAHEL

€359

T
[EEHEN]

BLAEIE A Bl U NAE A K 8RN
FEORBEF R o 16T 1B T Sl DBBU N, iR ™ EId BN (20

[ARKMD.

il P S RME T I o I, N BE R (IS 4 (B2 SCRF I, BAR O 2 T3 e, il
TR IE K B AT D e 7™ B S 0 R
Un SR % A B R R U I B 7 EE I AU N, ST B SO o, FIT RS

I ZGNRTT o N7 FEAE TR ™ I e . B3 B P RS L T4 245 ORI
PR R ER 7t o — 48 R 3 AR AR TR 77 B (R 700 A5 P A e P i R R T H P O AR i

FE10TT/FL19 7T
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S o of 5 A HE P R N Y R, T 2 RO SR BE T o BEAT IR UL .t R ke
B, NARSMEE, JERPUE MM B A . — BB AN 2 1, )
H N DAk B

AN SRR A A P Bl e B OSSP N A T % BT I 4 L
WK RA. (TAR)

etk , FEImMARHETC, SCRBEERE o Sy R A/ s aUs J LN N AR — I )
B kKA 1AR, I BAEROE R B N B R E TAR (B0 [AR KD,

FEFNEEBG o SR, A SRR K B8 1] REAAETE R TAR XU, 1 i
2. DU 58 o JUE R IR IR T 6 T REAZ 40, X T e o L BE 25 5 R AR TAR 51 S Iy 38 R0
A2 T HUALIR | SRR ZG AN/ EOhE Bz ST SR SR IS 2D TAR . SR, $Z FiG T 5 i &
FA AT RE L TAR

IR KRR TAR, N RESLME IR CRMEE RS o M52, JRITARE LI Ya
JTo NBISIEE L AR 5 BB 25 W IRMEERE o MIRGAI KRS, — L8 B AR T4
FIE TR, AU R AR IH PR AR TAR . — HUBS T 32 i, T 39 77 &
CLE SRS . TR TUETT a0, WKL TRESE AR, B R0E 5 al 8 i
1% IEHE T e B IR (S W IR REBLD.

o SR 44

TEVIR B (95%) M2 T EE (49%) Hgss TR LB 2 bt
& (ADA) (W [ARKRRMD.

TAR FHEEEE SN AT BEAST T ADA P2 AR T & A o K20 20 TAR AR RS B2 5 32 B
FRER, IR ARG R SE BT IR YT o FENGIRAF T, ADA AR AN S MR I R A 2K
(S0 IARKRFD.

R Lo it Ty B 2 3 FA) XL

fEG RAERBF R Z I EE . A MR RGP SR DLEE IR0 AERY
BRI Dy e 5240 FL 35 2 BR AR N 21 A P SRS I o RO H o X B8 R 7 R
YRR 1) T B A7 o U AR/ BT Ty R 7™ BB IR RS o FE SR BB o BBMIR], 2B
S B (LI 2 1) 7 SRR AN M U4 it , — 16 £ 5 T B T T R SR A T SR K R
8] o
LR k-8 BN 4 5 BRI ) O 55 BB

X AL IESE KR IOPD S, FEREAT A SRR, EAT O K i Bk AT oA A1

FE11T71/3819T0



SR NIPVAL A

Xt AL EIE KR TOPD (85, {4 BRI 55 3 B0 IR BAETS, B 20T
SRR LA (OREEEL. SOl @Moshid ) Mk,
[ ZEREAEZHZ]
AR/

ok AR P A A OB o AT IS o X AR 38 72 UG R R T » T
A5 O T SORREH I o AEUE YRR Y2 15 2 A M A58 o D20 BEAA X8 £ 3R i 1L
BN (AR LRI B, A NSRRI SOOBE o

FER T NFLIT P SORME S o S &R DLURORBEERE o X9y B sl BEFL IR TR 2L
JLEISZmR B Al S . TeVAAR R 3ORKEH i o £E BEFLIRIRIIRME HI 2 15 2 2 (1 45
Wo AR B9 R 3R 2B 1 T AR R (R3S BEALMR IR O£ T B R ) I, A R AE
BEFLMRTE I AL SORBEH B o (S0 (B HHED.

Bt

B R I B oot NS 8 HE 7R 1) i PR A
[LEMZ]
SRBEF B o £ 6 D LA TILE PR 2 RBPEHARE. T 6 MH KL
BT
[ZFERZ]

SCRBEEIG o PG PRAF TS 14 491 65 2 74 5 (R 3 4] 75 % Je DL B[R
#Ho EHEBH M E SERMNGHENHEETEMAE (S DERKET ) .
(ZPAEEAEM]

A bt AR BAT S AR I 7 . T 3ORE E Bt — RN E A BT, RAEGN
J € Z P45 04 (X 25 W 1B A AR A ] BE PR LA
(ZYidE]

SORBER Bk U A TR AT e S B £ TURRIE T, LR A%
—IKEIE40 mg/kg (AHD (A7, JFHAE S @il R B R DU € AR IR o
ARARKMAPER (ZW CEFHEB] M IARKMD.

(PR 253 ]
a1

FE1270/3619 70



FEPE DU B v, o (R0 R PR A OB DU RS (Hex4), AR5 Bl PR HCHE AR 4o
PRI Hex4 FUASTIN mT e il i JH E B i o A BT HE DU B (Gled) IMREEHEATRAL. IR
W, R SCRBE RS o 16T AT BRI DUR B8 IR Gled WRJE (RLER LA HEAT Ar i
1k, HH4R 5 4 mmol Gled/mol JJLEF).

W5t 1 (EFC14028/COMET) H, ¥4 N 16-78 & I#I¥E LOPD 3, 1EHZ UK
PEFFHE o 20 mg/kg FIFTHEFEE o 20 mg/kg BFF A — AT 49 A5, R Hex4 IRFEHIE
LAHI T E e (SDY 40 5108-53.90% (24.03) F1-10.8% (32.33) (&I [fiAR R
Evg DB

W5t 2 (ACT14132/Mini-COMET) 1, k¢ 1-12 B AFTRET B o V677 5 2
R PR AR B RIT RO R A 1) TOPD S8, EHSZ R o 40 mg/kg BEM A — )R
76 MHJE, FK Hex4 IREEFELARWHI A A0 (SD) 7351 5-40.97% (16.72)
-37.48% (17.16) . Xf BEALZBTHEHBE o V697 5 RN IR RSB I B 45 T 3URBEH S o
20 mg/kg ¥6IT I, FK Hexd IRIERIEL MM H A 0.34% (42.09) (M, [
ZNEE S DB
2R3N S1#

Wi R A4 PE VI (LOPD) 3%

18 75 191 16-78 % 252 5-20 mg/kg S RBETIE o B —IRE 257697 1) LOPD 3%
B AR ZGAREN S 2 DT AL T SCRNE S o 24BN TR
B)LAPE VU (IOPD) %%

TE 16 ] 1-12 B 452 SRMEET Y o Y697 1 IOPD &35 Hhon He 2R3 1 ket AT 7
PPl o adE 6 BilH:52 20 mg/kg VEIT HIEFE A 10 F18:52 40 mg/kg WWITIEE . AT
HEBFEBINEREH.

The

LOPD &5 fEH S 15 1 — IS ik SR o 20 mg/kg (vt 4 /NBD) )5,
S5 Conax A1) AUCow 43518 273 pg/mL (24%) A1 1220 pg-h/mL (29%).

TOPD 35 7 452 52 B PR il — IR R ki 3 RBEH IE o 20 mg/kg CHITE 4 /NBPD AT 40
mg/kg CHiiE 7 /N 452505, P Crax U 22710 175-189 pug/mL M1 205-403 pg/ml;
“F15 AUCaw YB3 514 805-923 pg-h/mL Al 1720-2630 pg-h/mL.
paRiitl

FBI3TL/FL19TT



Bt

7E LOPD B, BHARZARE) ) F AR T SR MR o Hh 0= (170 A1 25 R A
RN 3.4 L,

76 1OPD ¥, 3252 U BT o 20 mg/kg A1 40 mg/kg B & — IR 25 1RTT )G »
TSI T A ARG N 3.5-5.4 Lo
IS

fE LOPD B, BHAZRS) IR B 2R BEEEE o MZRMEE bR i AE
N 0.87 L/he SCRFEHE o 20 mg/kg M E—IRGARITIE, “FIIMBRIHERRZHN
1.55 /NI o

7E 10PD B, UIRBETEE o 20 mg/kg 140 mg/kg BEHIE —IRA 2567 5, F
BRI R 20 N 0.53-0.70 L/h, ~FIIIR I ER -2 TG Y 0.60-1.19 /N
5 LI | 25 Al

7t LOPD &35 #1 1OPD B, SCRHEE S o 2GR 270 Al1E 5-20 mg/kg 1 20-40
mg/kg V0 N 5705 2 H I, B A — kA 2R W E R
Gy

FEWFFT 1 (EFC14028/COMET) 1, 96.1% (49 /51 ) 8252 L KM EE o EIT )
BEEIRIT I BB Pk (ADA). RWMELE] ADA 50 PK B Bk %
Rk N\ B

LOPD B & HAAZ BN )% R, R R APERIN SRS o 1251
VAL RE S AU

JHThEeA 4 NBE

W ARAE I D REAN 42 JB o T e SR B E o 253 ) AR

B IhEEA 4 AT

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

INNTEAR 2B S350 BT 0 75 G432 3 RMEH T 0 20 mg/kg 45 245769711 LOPD i
H, B 6 PIREE RS ERE GEERE/NERIET %A 60-89 mL/min), H##
R REN TR, RWERBNE TREA AR SN o 285 = IAH M
[ZjEEH]
ZEEH

P LR AR S SRR I A, R 2 2P Wl = RE AR S AR 1T AL 2 —Fh

HB14TT/FL19TT



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
7370059 |
#E LOPD &3 AT M I R BT 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 SCRMEFFRG o BUFTHE TS o FFEE 12 /N (49 Do Wt L i &

FE1STU/FL19TT



FIRHATRKIL 5 T ERE VWSS, HA BT o 485 H R o V89T .
BT 1 B R ML) 12 M (5 49 J&) B NLAL FVC %284k .

TESE 49 JH, X2 SORBEE S o FIBTREE S o 077 10 85 T FVC %R/ —ae5%L

(LS) ¥EARML (SE) 4358 2.89% (0.88) 1 0.46% (0.93). X RHELFHE o FIFa

o TII FVC %2 (B B A Im R X LS $AMEZE 58 2.43% (95%CI: -0.13, 4.99),

L T WE XAESRRE-1.1, AR T GRS R (p=0.0074) . W FE AR WL

MMM G REME (p=0.0626), REL SN TERA 2 EEREENIE L R EET
FEL G RIENR S,

£ 5 B FVC Bl % N ELL 2 49 B LS H{EZ4L

RRFEEHE o PTHEE S o
(n=51) (n=49)

B2 AL A 1 B TR %
SNV RE 327 F¥E (SD) 62.55 (14.39) 61.56 (12.40)
%13 HILZH) LS $4{EH (SE) 2k 3.05 (0.78) 0.65 (0.81)
25 H 2R LS #41H (SE) ik 3.21 (0.80) 0.57 (0.84)
H3TH H 2R (1) LS #4115 (SE) 28fk 2.21 (1.00) 0.55 (1.05)
%49 14 PEBIME (sD) 65.49 (17.42) 61.16 (13.49)
HI 2 49 ARGt
A5k (MMRM) HAEZE1 LS $41H (SE) 421k 2.892 (0.88) 0.46% (0.93)
IR A 49 JE R4 |LS #ME (95% CD 2.43%(-0.13,4.99)
A EIAETHZE S (MMRM) [P {E ° 0.0074

P g © 0.0626

MMRM: =& lERE AR,
2 fF MMRM A JEmt b, iZ AR FE R 2 FVC TR %E NS B AR B L PR AR e (R AR .
WEITAH . Ui YR AR AL 2 [8) B A ELAE A A T R RN .
b JEL R IHE-1.1%
o WA AR RE
WA 1 ORI B R MR 5 12 D H (55 49 JBD 6 434 (6 e 47Ihk,

6MWT) W BATIE B AL . FE5E 49 FEI N2 W RPEE EE o AIPTHETERES o Va7 1) &
H 6MWT [#) H L4 LS ¥MEAZ(SE) 778 32.21 m (9.93) F12.19m (10.40). Sk
HF o AL, LS BMEZER 30.01 m (95%CI: 1.33,58.69) FH] 7 X RFEHEE o F{EIR
o 6MWT Zh BAVE WK 6. 1270 I HAR IR B T N B RIRAR E (MIP). i KIFFA %

(MEP). FHFll /74 (HHD) %43 PUIiZzh RN (QMFT) J&4rFl SF-12 (fg#
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FHORAVE R VAT, 4G SRR SR ORI ) o IX B2 f 25 RV LK 6.

TR N 16-78 5 ¥]IG LOPD &4, 52532 W RHEHHE o 20 mg/kg FFTHEEEE o 20
mg/kg B JE—VIRTT, FE55 49 J&, JR Hex4 BIRELARLI T H /0L (SD) 433 A-
53.90% (24.03) F1-10.8% (32.33).

R 6 HAMKEL S NELDE 49 B LS H{E

295 XRGEEBE o PTHEE S o LS ¥MEER
LS ¥{ERM (SE) | LS AR (SE) (95% CI)

6 AP ATINR(GMWT)EE B CK) 2b 32.21 (9.93) 2.19(10.40)  {30.01 (1.33,58.69)
RS EMIP) (FRIN%) © 8.70 (2.09) 4.29 (2.19) 4.40 (-1.63,10.44)
BRI E (Tl %) © 10.89 (2.84) 8.38 (2.96) 2.51(-5.70,10.73)

106.97
0 F74 (HHD) &% 260.69 (46.07 153.72 (48.54
FRWAR n ( ) ( ) (-26.56,240.5)
PUEIZE AL (QMFT) &5 3.98 (0.63) 1.89 (0.69) 2.08 (0.22,3.95)
o X PCS¢ P45 2.37(0.99) 1.60 (1.07) 0.77 (-2.13,3.67)

g TR EEA (SF-12

R ER AR ) MCSe ¥4 2.88(1.22) 0.76 (1.32) 2.12 (-1.46,5.69)

S6MWT Ff B ) MMRM # ARG IE T 362k FVC Tl %132k 6oMWT (LKA DATER B ). 8 (LA
SN, (EFELRRD). MR WBIT AL UIALRNIR YT -V A A ELAE A R RN

b fEZE 13, 25 F137 [, avalglucosidase alfa ZH5FEZEAHILAT LS ¥{H (SE) 24043708 18.02 (8.79).

27.26 (9.98) #i128.43 (9.06), alglucosidase alfa 20554 15.11 (9.16). 9.58 (10.41) A1 15.49 (9.48).
¢ G BURTE S BT AR 4 ) B AR BLEEZE MIP AT MEP {H RS CREANRIT 4L 2 D

el s (535 2N

© P g HREAR T

£ EFC14028/COMET #F7cH, 25 97 JAH 24 BlE#E. 5 121 JAA 17 BlEEE
145 JEA 11 B 838 1A SEEHE T o BEAh, 9 BIBENLEEZ BTREE I o V6T IR FHTES
49 JA SR N SORME G o VRIT, dREHRTTRIA 2 . 7EKIA 97 MR o 4524
WA, 24 513k B 8] R B FVCY%MIME AT = T34k . £ EFC14028/COMET #f
FoH, FEER 49 I MBTHE RS o Fe o SORMET G o B 0 97 A R REE R,
FVC%TMEM 6MWT #E A 2E . 1E[F—WI S, 18 10 4 28 B 6] £ &
H, WERT oMWT FEEEKIE 145 JH 1Y RBEH T o A2 iR 2m T3t
%o

£ LOPD ¥ Pt e i) — TOT ik AEX w5, FVC Hil%A 6MWT &5
RIEETE o 20 mg/kg TFH JH —IRGAIRIT KL 6 4, HITRTLAZERE.
£ 10PD B3 kAT B e PRAT 52

WH5E 2 (ACT14132/Mini-COMET) & —T& B EE o V677 R I H lin AR 3218 2l
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RIT RO JLE IOPD i3 (1-12 %) Hdtir 2B, 11, JFPhe%s. EERH .
ZHl . LRI o BB FIEMBSITITL. Z AT 22 BIEE: A1
6 BIRIUNIGRIZIRIEE, B2 20mg/kg BME—IRGZ, JRIT 25 & A2 H
5 BIRIANIGIR LR PGS, $5% 40mg/kg BFMJE—IRG 2y, 69T 25 Fs BRI 3 A 11
BRI ANGIRST RO 83, Horh 5 BB E 52 40mg/kg W RKEH T o FFMH—K
Y], JRIT 25 8, Ah 6 IEE M IR E AR (JEFE 20mg/kg B JH —IRE
40mg/kg BFH— IR I8 HIFTHEE B o 4524, V897 25 .

BT 200 E 2 H R VPG S IME T Bl alh 24 1 22 A VE R 521, IS H bR R VPG 3R
Wl B ol A R0 o B3 o, AR B AT A5 P BT a3 97 1 PR S0 3R B PR 280K A 1 A
Hh, HKZEEhThAE AL B 88T (GMFM-88). HLEiZshThAE I (QMFT). HE D
JLEFRE I ER (Pompe-PEDD . ZADEFisE (LVM) ZiF4r. HREGA B & 1 vEAh
RGN B E A RS 2R E M . SR R0 mg/kelh ZiAHEL, R —
k40 mg/kga 2RI RUCRBE IR o B — IR R e 20 mg/kg (BAI1D ¥A
I 64 & A 2450 2 I H 3 — 2P IR IR, I 7 AIAESESS R A B 6 L4532 1 1% A
— RGP 20 mg/kgtG N F40 mg/kgI7H & . R E — k#3240 mg/kg ) I & # 7EH
TR ORFF TR, A KA — B IR IR IR .

FEJLEIOPDEE 1, X ABTHEH Moif T 7 ZIOVIMIR IR (BAFI2) Blm RT3
£ (BAFI3), 4FER A1 - 125 IOPDEE, 45T L RFEH HFa 40 mg/kghE Ml —IRIATT6
ANHJG, PRHexd 5280 T35 1 43 Ll (SD) 43 51 8-40.97%(16.72) F1-37.48%(17.16).
X BRAE 22 i W 1 B ol 9 I R SR8 0R (1) BB 25 7 SR ME e 20 mg/kgiRIT /5, JRHex4#R
B AT H 73 HER0.34% (42.09),

3 T TE EE A9 JE B X 10151 58 5 L 57573 J&] B el 8451 £ 5 AN 97 J] B %k 3451 £ 3 DAy 17 30k
W B oiB YT I YT 20 TEREA: A FH AT BE 1 Aol PREEIR IVIOPD 38 1, e S48 (1
FEE BN IhEE A0 T R AR A B IR 197 O] g R IR 24
JLEE N T

1941 1-12 % S i 82 52 3 BT 1 B o J7 I1OPD ) L3 S 3 H AT O 8 2 R BE T B oih
7 (S0 UAEREYL IARKMY A DLERAZD, Bf9-16% [LOPDJLE B #:5%
T X RBEE M oIRTT -
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% F: Genzyme Corporation
ML 450 Water Street, Cambridge, MA 02141, United States of America
(474 ]
A PR R4 FR: Genzyme Ireland Limited
Hutik: IDA Industrial Park, Old Kilmeaden Road, Waterford, Ireland
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[HEHNEKEAN]
FFR: FEHEEE CPED BEARA R
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P E: 800 820 8884 TX, 400 820 8384
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