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1.1 Infusion reaction. 77>+ 7 4 5% —HHIRT 2 FEE
HUPHBZDT. BEFICT2EWEDTESEF 2L -
LTHREZRIBL. BEPRUBRERTREITIEEE
#1752 &, 7. EE#&Kinfusion reaction. 7+ 715
YD RBLEFEICE. FEHOBREEZESICHIEL.
BYHERBEITIC &, [8.1, 8.2, 11.1.1 BH]

.2 AMBRMARBRIIFREFBREDH ZBEICKEEL 215
&, BEERIEICE Y EROSMHEEIEC 2 AR
HBDT, BEOREBZTHICHEL., LEICRUTE
PERBEEITOC L. [9.1.2 BH]

—_

2. 82 (ROBEICRIBELENI L)
RADEFCR LT F T4 T7F =T ay s 0EEOD
LE%E (8.1, 11.1.1 ]

3. #ARK - TR
3.1 #k (151 7Jb (5.0mL) =)

% bix 134 7V O EraE:
% N2 b=y —¥ 777 GBETH 10
)/5\% }@_A;_)ﬁ‘.) mg
77
i VUK FEF MU LKA 15.6mg
ﬁ WAL 1 v A 394mg
#l L-exFv v 155mg
AR VI R— h20 0.5mg
W) Fr A = —ANARY =M L D EE SN D, FANZEV
N IRBERC Y VIR R OV R N ) 7Y v 2 fli
LTwa,
3.2 WAIDMR
PR pH BB
MEta 7 S B B OEW O TH D | 5565 1 (AP A
DIPICHEEET ’ T 5

4. HEEXIIHE
L\ AL WEREVIEY

5. MBE ISR ICEHET 2 E
PR RIEIRIZ W 3 2 BRI IEFRD ST,

6. BiERUVHAE
WH, X2 o= F—¥ TIL77 (HEaTH#HEZ) LT
1 FKE 1 kgh 720 4 mgZ BB AHEEET %,

7. AERUVHAEICEET 3XE

7.1 HRAEBAEEBRTHR L 2BICKET 228, AHlok
H3i AR v 7 &2 M, BEE 4BMU E»TF TRET

LTk MODO1ETHRED25% %5 L. 20k, R
FEORENE TR L AN SRS HEZ EF TS5 T 5
2k, [8.1. 8.2, 14.2.2 =]

7.2 AFOP512 & Yinfusion reaction (FRE. H5B%) 28
BT ENDH D, CNOLORERFRRSED 720, BT
b 28 3 v OO R EGE A & OB TARAIR -5
H30~600 IR 534 2 &, [8.2, 11.1.1 ]

8. ERGEANER

8.1 AKXy v 7 HBHKITHY, EELTF747F—
FOBAFEIRT B MDD 2 720, B +o01irn, 2
WHRD LN EIIAR OG- ZBEHIIHIEL, @Y
GAEZITH T L, /0 TOLD HIEROFEHIM 2, B
SWLEEZTN S HEfE L TBLZ L, [1.1, 2., 7.1, 9.1.3,
11.1. 1 &)

8.2 AHlDOPEH-12 & Vinfusion reaction (FERRE. HBELE) o8
M9 AW HENEA S % o infusion reactionZid H bz HE
WCiE, HE5EEY P50, —H#EE5 2k L, @Y 3k
HligHE (Bte 2% 3 UH EERA, AR AV E Y
Hi) RBANELRIT) 2 &, (1.1, 7.1, 7.2, 9.1.3,
11.1. 1 &)

8.3 Friifi/FRE L A I SHE I EHICRO SN EE L
APHETH D AF OG- X 0 FHES K OBHE D W B A3
HLALECHEHBG 2T SR ITREYND 2. FHE
EIFEHAR R E OB MR GHERE, T abRE. DB,
BT, WK - AEREESE) ABISE L. EY e WLE AT
ZE,

8.4 RHNDOT —F 7Ny 7B Iy VG
IMEIC DWW, Bk 5w v OB 5 158 &
ARETH B AnEMWHRMNE (TSE) 1k 5 BT
%) A EHti R ATV —EOREE R RS S HEIEL
TWAIZERERL TV, 72, RAOHKGIZL D TSE
MEF/ L LRI RV, S5O EHh s, KA
LTSERIFED ) XA 713D TR WD D L E 2 515 D5
TSEZIEOMERI Y A 7 # BRI EETE RV, &
BOWEHR LOLESEE T3 ICRE L LT ARlEZ 5T
5Tl HHICELTIE. 20T BHE R EORKEIH
HTsZL2EETHIL,

IL.FHENEREHIHBEICHTIER

9.1 &HHE - BEFEEDH 2 8E

9.1.1 FMUJLERFIEZ L T2 EE
KA. 1A TV H720394mgn L > b 7 Ak
£ L. B9 9mg/mL (09%) OEALT bV w7 2754
WEHWTHERICHE SN OT, F M) AEIGHBR
DOVFELRBHE TG THEMIERTHI L,

9.1.2 SMAMKRBIIMFRBEREDDH 2 EBE
PG R O G BEoREELBIL L, LEICSLT
WY RWEEITH) L, Tl G HEELELILE



ERT 5T Eo BBUERIGIZ & o THERD BEREEHNE
CHWEENDD L. [1.2 ZH]

9.1.3 XBIDEAHT 2 BBEDCRTEDH 5 BE
[8.1. 8.2 Z]

9.2 BREEEEEE
BT OB 5 BH TG L LA R a2 1R
FEE L72BRERBRIZFEIE L T\ v,

9.3 fHEEREEEE
IFHERERE T D & 2 BH 2N R & LA R R a2 i
FEE L72BRERBRIZFEE L T v,

9.5 1T1@

IR SOTIEIR LT W A W EEME O B 2 tEicid, B0
WEAERMEE L2 EHEB SN EICoRKET 5
to

9.6 5w
B ORI R OB RBEOL ML ZE L, ZAOMK
BeolxhE 245 2 &, e MREFHBANORBITICET S
T—=FE v,

9.7 /MR
I RAMOEEZ TR E LBRRBIEERE L T v,
9.8 mknE

BEOREABR L AP OEEICHRGTLI L, —f&ICE
HFREEAME T LTV 5 Z E0% 0,

1. BI{ER

ROFMERD @ HbND T EHNH LD T, Bz T3,

RENRD O NFGE G 2Pk 2 7 Ll 2 LE %
o2k,
1.1 EXAENER
11.1.1 Infusion reaction (87%).7F7 1 7%> — (4.3%)
M gsE, 7 ) — ¥, BREMMEET, mEKTZE
RO SNTGAEIIHEG 2k L, MEEREAL. die 2
73 VHL BIERE ARV E VRO G O SGE R O
WY RAEZITH) 2L, [1.1, 2., 7.2, 8.1, 8.2 K]

1.2 ZOfDEMER

10%LL 1 10% Al
H W T
BB LU | ERRE, T85 Z 9 FEhE
BT ML ik
—f - A B | EABOLMA AR AR IR

) RV ZEBUEEE &, MR A BRUX003-CL301. CL201, CL203
e O CL2025RBRIC D W CTHI L 720

14. BAEDEE
14.1 FHXRRFOIE

14.1.1 BHEOEKEICHEDWTRA DTG REZHB L, #5
WCDELR N TV ERET DL &,

14.1.2 WEM X D LER L TUERD B L, Silkich s
FCHET A L,

14.1.3 AN HHRIS TN TV EFHER L, 26038y
VRO ONDYGEIFEHL 2T &,

14.1. 4 ARHENG O RA IR CREEICHI L 22 BICEBHIC
W53 5720, RElOFLR L FAERO D H4E R
T D2 &,

14.1.5 RKHOBLEREZNAL TR LHERY . LEROO
AR - 720Ny 712 - < DL, i
MPICRAT LI L, BMARE IR L,

14.1.6 RANIIHBEAIPEEN TR VO T, HPBIEHE
RV T 22 &0 HRBEHITHATE RV,
2~8CTHRAEL, 36IFHLAINICER T2 2 L,

1417 WA EDREGZITDRVT &,

14.1.8 ZNNA 7V —HRY) O E T2 2 &,

14.2 FEIREFOEE
14.2.1 5 X7 % A LI W02um A ¥ 54 7 4V
=%l L THGTHIE,
14.2.2 Wl AR v 72 T, BEmx 4 B L0 TS
T5I L, OO RHTRED25% %5 L. €Ok,
BeL#EE LTG5 8, [7.1 ZH]

15. ZDfEDFEE

15.1 ERER{EMRICE D < 1E3R

KRNG5 V7 BEATH Y. RANK T 2 1gGHLk ) E
HEINDREED D 5o AR BRI 3B\ T 2360 1861,
EI RIS B W T 3B 2 BlICHRA bu=y—¥ 7
V7 7 BUKDREEDTRD STz PRI I R R
DIBNZFED BTz,

16. M ERE

16.1 mrhigrE

16.1.1 R1EKRE
A SHEIRLRE (8 ~25m) (2. AH 4 mg/kg%
T RAEEIRNIR G- L7z & & OWBYHE /ST 2 — & 13 DL
TolBY)ThHo2" BHEAT—%),

#1 AH 4mg/kg a8 TRAEMIRNE S L7z & & oMo
KRIEOFWEE T A — 5

ML S5 2 — 5 ooy i

Cpas (ug/mL) 1454505 203+7.85

AUC,, (ug-h/mL) 458+14.9Y 69.1+16.2"
towx (B) [233?132] [&5%?200]
ty, (h) 3.01=0.783" 3.00=0.590"
CL (L/h/kg) 0.0918=0.0441" 0.0541=0.0109"
V.. (L/kg) 0.280=0.0954" 0.193=0.0483"

PIMEEEEARER St (3T ILfE [HEPH]
a) 66l b) 44

AOASPREVIREYS (1 ~55%) 12, A% 4 mg/ke% W&
SHC R ABEIRNEE G- L7z & X OSEWTIRE N T A — & 12D
FTorBHTHo7? HHEATFT—%),

#2  AH 4mg/kg% KB TRAERIRNES L7 & & oMo
KRIEOFEWEE T A — 5

SRy e 1HH 243 H 483 H
NG R—=% (n=8) (n=8) (n=7)
C

max .28+6. 12.9%9. .31+4,
(ug/mL) 9.28+6.53 9+9.73 9.3 37
AUC,,
(ug-h/mL) 29.6+22.4 44.0+44.6 32.0+195
¢ (h) 4.04 4.07 4.05
e [0.63, 6.00] [4.00, 5.50] [1.00, 5.00]

TPIGMHAREEAR A (3PP (PR

17. BRPRFHR

17.1 HERUOREMICET 5558

17.1.1 ERERARHER
KASPEIRES (36, 4~36i%) 2R E LIk
BRI IRRBR I B W T RAN LK AR % i
R L 720 ARH 4 mg/kg % B E CH23H ] xR N 4% G- L
TR, BB S EORP TR Y BRI, 6 55
AT AT R Tz OV BF ) VR E = DR 1, K3 D
EBYTHoT



#3 KHEGHRORP TN S CRIERE, 6 55 AT
AT R R OV B D PRI i O 3RS

B AeIRE 243 H 523 H

JRIDSH#EE (g/moLz L7 F =)

el 1 81.98 16.27 17.86

BB 2 64.33 20.78 13.38

BB 3 30.25 14.32 18.62
6 53 B AT B O ST HiEE (m)

el 1 224 300 345

el 2 231 365 300

BB 3 180 269 230
SIPEGE (L)

BEE 1 - - -

Wl 2 277 243 254

WeBRH 3 0.62 0.64 0.62

EIWEHNZERD S e hro 727,

17.1. 2 BH 8 T REESLHRER

L aZRHETEE (1260, 8 ~25i%) Zx 4. 75
LR B AT I MR 2B W AKI AR
B O8R4 % it U7z AH) 4 mg/kg% B 38 CASE [ 1
RN G- % 4T 5 720 FEFHMIEH CTd % 5243812
BUIBRPTNY Y VREBRRIEOR—=ZAF 4 U6 O%E
bRz, £40LBYTHo7

H4 N=RT4 VLKA E TORPFNT S > i
I DL

N=2 74 ¥hbih
2438 F TOZEALE (%)
T V= 8 CBRIRIREE (g/mol.” L7 F =)

N=2F4 ¥

W IR R I MR R

175.2+46.7
(n=12) —64.82+2.463
e on <0.0001
Jf?izﬁ’)ﬂ 615+15.8 P

F 72, BIKEHIIE H Td 2% 524128 1F % 6 5 BAAT
REBEOBITHEEONR—=2 5 4 V95O LE I, 208+
16.75m (/b I P EHER S, n=6) THh o7,
EIEH OFBIHIEE1366.7% (8 /1281) TH o7z T 7%Hl
PEH (21D EWCHB) & 7F 74 FF =B
167% (2 /1261) Toh-7="
) 7T ROYEG AR B 5B 4 B (DAH] % 483 1
B, @79 €K% 8 MM HIAH £ 40E MY, @7
T & R % 168 [ 55 AH % 3B . @7 T v K%24
SR G ARH A 24 RESIH, ZhEcHL
THERE 2 F 5\ H ) . BBV TT 7 R0y
WA T LR TERT T 52 R h b ARHNCE) ) B2
2Bk

18. EEhFIE
18.1 fERERE
LAAZBENRIE, FA4 VYV —ABETHLET V0=
F—¥ (GUS) DMETEFIC X B WP taiR g S5
Thbo, GUSIZZ Y a3 7 7) A (GAG) DFL=TH
VB, 32 FaA F URBR NS VRO v s u
=S¥ —CREENKGHET D55 2 3 ZHHE VA TIRGUS
PREH HVIFRZL TS 72D, GAGHER L. JBIEK
JE, BEREEET 5. @G THIRZGUSHEA TH 5 AH
(NE 2 BN e AN 2 A pP- A ) e b o e o0
<V =6 VI (M6P) Haair LT, MEISMEE
I OM6OPZZEAR & F BTG & L CHITEPICEL Y A F A,
B L72GAGEHIRT %,

18.2 ZIB(EA
2 TS HERE VI E )V~ ™ A RAEHIRIEE G- L 7256 5.

JRPMRG, W, R, EOEAS IS B W CGUSEE G YR 0 &
Nize F72. IRPGAGORLHFRD SNz,

19. BB Y 2IB{EERIFR

—fREIBFE  RA b=y —¥ 7T 7 GEERFHIEZ)
Vestronidase Alfa (Genetical Recombination)
RA M@=y —¥ 7Lr77id, HEFHRLE
M- u=y—E¥THY, F¥ 4 =—ANn
ARY —INEAIBIC L D EA SRS, XX b1
==X 7TIVT7 7. 629 DT I FRER I A
LabH Ty MO SN LY

o7 (GrTa s f9317,000) TH Do

20. BIRWL EDEE
Bk, WEEMTL L, HEBIGELL TRET LI &,

21. AFREMH
211 BRI A 7 EHETH A2 RE O b, #MYICERT LI L,
21.2 EINTOBRBEBIBD THRONTWAE Z &b, 85
WRoE %, T2 1) B v oD 45 L A1) 2 ok G VA Bt R A
FEBTHILICE). KA ELOTRIEH LR
ToHELVE. RAOREURCANECHET ST -5 %
$ﬁﬁﬂ%b\$ﬂ@@fﬁ@~ﬁ%&%ﬁ%%t%:&o

22. A%

AT 4 PR HER 10mg -

23. FEXWK

DA © AELN 2 2 ZHHE IR 2 50 5 & L 7= B B
(UX003-CL301) (ZR#H4EH H :20224F 1 H20H, CTD2.7.2.2.2,
27231, 27241)

2)FEPIEERE - AHEIN & 3 ZBERE VIR % 0h G & L 72 R 3
(UX003-CL203) (#E4E A H :20224F 1 H20H, CTD2.7.2.2.3,
27231, 27241)

AR 1 DAL IR RS S & 55 & L 72 B ks
(SDGO01) (ZKFEAEH H : 20224F 1 H20H. CTD27.2.24.
27231, 27241)

DFNER A ISR VIRE F L= 7 A2 BT 5 AR
(UX003-PC0O01) (A#H4EH H : 20224F 1 H20H. CTD26.2)

*24. FERERUBWVWEDHEL
Ultragenyx Japantkat &t
BT O MHBRELD
T135-0063 HUFHRITHIX AW =T H 7 %26%
HH7 v Y74 7 EBH9 RE
7Y =54 %L 0120-635-111
ZAPWER 1 9:00~17:00 (4 - H - #H KL OAHAKH 25 <)

#26. BEIRFTTEEF
26. 1 BLEERSTIT
Ultragenyx Japantksti &t
T1350063 WHARTLHXAH =T H 7 %2675
HFHT7a YT 4 T EVBBI K

* H:

154 7 v



