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LOQERRKYVV GELIWNFADF MTEQSPTEVL GNEEKGIFTRQ RQPESAAFLL
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Vestronidase Alfa is a recombinant human B-glucuronidase, which is produced in Chinese
hamster ovary cells. Vestronidase Alfa is a glycoprotein (molecular weight: ca. 317,000)
composed of 4 subunits consisting of 629 amino acid residues each.
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1. BREXIIRROBERUCSEICET SERRRICEET 588

A%, KE Ultragenyx tHic X W IR S - BEFHEBEZE b B-I V7 m=4—F (hGUS) THHX
Abrp=F—F TAT7y (BEFEBZ) 288085 ETHEHAEITH S,

AaZFEREX, MRAICBRYVAENREZY) a3 7Y By (GAG) kA2 Z2ERICL>TY Y Y —
LANICBRERE T2 LI VExDRBEESLRETIREBATHD, Z05>bLAaLHHE VI &

(MPS VII) 1%, MRANIZE Y AENT- GAG DREFZEI VY V—LERTHDL p-INIu=F—F¥D
EHEETICER L, GAG ITEENLTA~F UhiEE (DS) . 2 FaA F Uk (CS) RUINRT v
Bifg (HS) 2V Y Y—ARNICBREE TS Z LNFRRE Shd ERaALEREHER THS,

MPS VII Tid, ERIZZWIFICRC, ZOBKTR., BEERVEBETIIZHETHS2 (In The
Metabolic and Molecular Bases of Inherited Disease. McGraw-Hill; 2001. p3421-52) | E2EEEFR & LT,
HRER, MEE, LOESOHE, FFMEE, BEEWME,. BEFRE. RaEESE. ZRERBELZEOERE
BERHD, £< O MPS VII BFIL, LIERUIFRIBADOEIHEIZL Y 10 RIUIFFEHIELTIC
50, BRKEOZDIZESL 1 EUNORIIZETETSHZ L HH 5 (I Med Genet. 2016; 53: 403-18)

MPS VIL iZER & IO THRREBRTHY . HEAREIZ 100 FASZY 1 NeHESNTEY

(Orphanet Report Series; 2019: p48) | A TIIBIRER T 5 PIAHER STV D,

MPS VII (2%t 4 2 1A EIIAL TIIAR I TRV, AT, BEFHEBEL hGUS THY, v/
—2-6-U VB (M6P) ZFEEZNT L THENICERVAENTHE, VY YV —L2RNIZBWTB-ILra=4
—EEEERT Z LB INS ERTETH S, AFICBWTIE, BAERRBREEFSEND, 2FK
BT ABRBRELEENRE I, 2018 4 7 AICBME I NZE 35 EER LOLERHORVRERE - #
JICAAERBEFEICBNT, ERLOLEEREW LB SN, BEAETBHEICKLVAEOHBEEEDOA
HEERT, HETICLO2ARROMENFMB I N, 4 BEEIX. BENTERI N EMEERER

(SDG001 &) FIZL Y AFID MPS VILIZxHT 2 BIMER LIRS - L L TERLRER
FARBEEITo1,

HESMZ B TIE, AFNIE, 2017 4E 11 A2k E, 2018 4E 8 A (2B TEFB &, 2021 £4F 8 ABIE, 35
DOEITHIK TEFE I TV 5,

AEITLIEHERE VI E 2 FET A - DR E L THIVEFRAEERIEE BEES RE) 5
464 5, FF2FE3 A 17 BT RAEER0317HE15) ShTnb,
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E MEBDNA A 77V —nb7u—=7 SN hGUS 22— R+ 5 BIEFEH 2 RERAR7 ¥ —
AT HZLIch Y, AEOBGTREBMERESEEIN, SBETEBMKRAZ CHO Mz
BAL, AROBEITHKER 7 v — &R E LT, MCB XU WCB 2SfR =7z,

MCB, WCB K O EPC (Zxfd 2 $PEAFNT & O EERER 23 ICHQSA (R1), ICHQSB KXW ICHQSD 4 A
RIAL N> TEBSNZ, ZOMRER, MEHETROBEHLEELHER S, 1 OEE IR
H B OFEFEATIX, (T olEH ROk T—AICRD DN HNTEMEL b o v A VARRLFLISMNZ, ¥
ANAEROIET A NV AEOH SRR E IR S e d o T,

MCB % Ut WCB (I S - & < h 5. MCB kU WeB (D
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FRERORETRIZOWT, EAERTF AT AR TF—va UBRERBINLTWS,

2.1.3 SRR EUEYR O & 2

AYBEOFREEL LT, REORME TR TIIBEEMIRTH S CHO Mizs, MCB OFFRFRZIZT ¥
MO R P RUSKEE Y VIERMED, WCB fRARERIZIZT 7 VLV ROF VEY VRIRMEN., £
nNENVERINTWS,

MCB FAREFFICER S KEEY VRRIRIEIX. [EWBERFEREEOHE LM SRV~ AZ—E
NN T RNF7AE—2— FEER LEERLFEOBRNIZOWT) (k21 43 A 27 BT FEE
) OFREEWH-LTEY, FRTMEE STV, £/, WCBFARRICERAINEZT T VLVROFY
EUVRRLED I L, FUVEYNZOWTIIERL RV VOBEBRIZET2ERBFHATH L2, [
VERREMEZER LZERS, BERARSEO—HERARRFEFICKIT DV A7 FHEFEOBRB NI
SNT) (ERR154E8 A 1 AT EAFERS 0801001 5, FAZHEE 0801001 &) (2H-S< R sy
@ BSE U 2712t 2FHMfEIZ. —EOREMBEDOERLEZIOND 3K ThHoTZ, ZOREE
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TW5, ZOMOFEEFEIEYBERFEEEE~DOHESENHER I TVS,

MCB, WCB R U'EPC (ZOWTHIERBRAERIN TS (211 MEEMOFAREOER] OIF
W) . £, EAERATS—LTEOLNENA—XX bHIOFRNL/ FRERH ALV I IZHONT, v~ 27
T A2 BIERRE, invitro VA VAR, "M ANRX—TFT U ROR=r R URBABRERINL, BREtSh
7= RBRIE B OFBH T A VAR OIE DT A )V A DA SR AE YR & BRI b o Tz,
REBN—_RZX MIORML/ FERALZIZHT 5200 0RBIITEANRRBRLE LTREINLTWA,

BRITRIZOWVWT, ETAIANAERWETANAIZ )T T ARBAER I, BRIEEA—E
DIANAI VT T ARERTHI PRI (K] .

F1 TANAZ VT T ARBER
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O -~ - — = = ) -
& ) ATREE [ = ] - )
A LA RE SR = ] = = | a
BUANAT YT 5o AR >16.56 =2146 >15.08 1167

{RIEEHEIR 10mg_ T IHARA - BTV a—T 4 7 AR SH_FEEHEE



214 BETROBEORE
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fUE AP DRBFRIE~OREEETIHEV., SMESEICET 2 RS, /R EFFMA Eili s, ZEAT
B“BOFEOREE FEEIHERE I TS,
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2.1.5.1 fEERUYSHE:
F 2 \ R TR 03 EhE S i,

F 2 REMERRITIC BT S E@EE

— B ES 73 EEMRR, 7 I EREFI, VANT 4 FiES, kG, —kEsE, RiES

PER L ERMNE STFE (BEERUVNER), A4 AR) T b, BRIV T b, BAEAD 70 b, BEEEK
s PGS, NSRS a 774/, M6P B R, LV TLEBESE

W EREE MRABUAA TGN, BEEEE

AMFRIMEEICOWT, ERBRFERNBIILUTOLEY ThoTo,

AEOEREE THD 4 AFNALT R 72U ALT N7 =K (4-MUG) 2R T L TAEL D
4-MU OEEEE B & L TRERITOh, REOBERIEESHERE Sz,

B-Z N m =& —E RIEBHEF AR Z AW ICBEABAR T vy 212K Y, AEOMANBGA A
DR S LT,

2152 HEHBEEMR /B R BRTHY

2151 HERUIHE) TR 28MMBITEREICE ST RMPA*, FHHB* . FHHC* KO
AHi#pD* 7 B E B R AHM & Shvic, BRMEBEWE & shnFRERwy,

BHME BRSO S B, RiA*, FHiB* RN FisnC* 13RI OREF O #HE & URBR S
B VEHEIND, FHHD*IZOVTIE, ThE TOREERROREERBRICBVWTHAEETH-
2 ehb, BEMRERIIREI N TR,

2.1.53 BUETRERBARFHY

HCP, f5FHfalE}DNA, FHME*, RFF* = F X0 RAFNR—FT v v a TS F X<,
TANA, EEFIMHRT  FHHGH PRETRBEERMY & S, WThoRETREER
WML RETRCTHAICBREIENICERINS Z E ARSI TV 5, HCP, iEE Mm% DNA &
UNRA FNR—FT IRBORERURBRAFEICLY, =2 F R IERERORA|OBE R ORBR S
EIZEVERIND,

21.6 JFEOEH

FEOBBRURBRSEL LT, 5. R, #R23kn <77 r~y7) | (D
@ =i, U UBMUESOKRE, BEE, pH, MRS (SE-HPLC, RP-HPLC (B7T) .
SDS-PAGE (i#5c) . HCP R UM XA DNA) |, =2 R o>, MAMBE, HiE, £HiEtkt
(HERENBUAZIETE) ROVERE (BSVRHRBEERERE) BSRESHL TN,

4
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217 BREOEREMH
FEOEREZENRRIZ, R3DLBY TH A,

#3 FEOZLREMHERBROER

oy b2 PIFEE EEHAR {RIFFHE
EHRTHRER 3 5£3C [ R O
pIlIBE = 3 25+2°C/60=+5%RH 674 H Ry 7w

a) AL RIS Sh - R
b) P > > 5 & 15 0 /< 2/

EHRFRBRTIE. @ A LR, G O8N5 3R bl b oD, ZOMO SEREIZHA
R LI on 2o, 28, (O ENS. S5 0 Tho LBk
EEBE LTV,

IERER T IE, BRHEERBR TR LAz <. ol > 1 1154 5358 5
Shi=,

gkrv. FEEoaz#HET. NE G . > = g s 0Ny 7 R VT,
BN T, 2~8CTHRETI LS. @V A L ENT,

22 B
2.2.1  BUHI R UL I DN AR B

RFNT, 1 H T AL T (10mL) (2, NEEESOmL H7- Y A% 10 mg =&/ T HKEFEHAT
boH, WANZIZ, VBIAKET Y LK., EEF NI TA LERAFTVY RY Y AR—1 20
R OESFABNTRMNAE E LTEEND,

222 BEHE

RAOBETRRIZ, REFEEL, BE. BESB, RTA - TR, B, BERERVEE - &7 -
H’E - RBRIE»LRD,

FETERI. () G G = - ST\ 5,

BETRIZOWT, BAERYF—ALTTREARYF—a UREBEINLTWVS,

223 BBEBTROBEORE

AN DOREBRICE T AMEFEOERIX, AFEEROREFROEBMTH S, B, BHEARICIT
EEATHROLT OREFIMER Sz, REEE IV, SESMEICET 2 RS FEEF S EE S
., EERI#ZORAOREE FEESHERINLTVD,

224 BFOEH

A OHERORBRFTEL LT, 58, R, BRER (RX7F F~v ) | BFE. pH. MERR
(SE-HPLC, RP-HPLC (&) KU SDS-PAGE (&) ) . =V FhFxv v, BEREE, FEHERY.
RUEVERORL . BE. HIEME, AWiEE HERANBOAZENE) ROVERE (A FTREOCEREE) 2
REINTND,

225 BAIDOREM



A DOELRLEEERBIIRI4DLEBY THD,

F a4 WA OELEZEERBROMER

EAY & RIFERN E e RIFHE
RIRGFRE 4 5+3C 36 44
HEE 4 25+2°C/60+ 5%RH 6 A
=f
et 4 40£2°C/75+5%RH 6 7 A e ;;Zi‘:’{ ;%&U
e 1 FREREE 120 7 lux-h LA EROF
TN U = 3 X —200 W-h/m? 2L £

a) MAMETHRE S EREEEZ AW T, RREETRE SR

EHIRFRR TIX, ElfiM 28 L CREREICHERZLIIRBO bnzho Tz,

IERE T, Gl -5 S S NNE R 23R b,

AR T ol G -0/ ). G
) il G - /> = T & O G >
WHIARD b,

KHZEHERBROBE R, RAIIZFALETH-T,

by, fBOEDHEIL. —REBL LTI eE®TFAITLIREOHT T AL T L% AN, 2~8C
TREFETHLEEI6HA L ENT,

2R #BIZRIT 5 EEOH
L, RESHWZEBEEVCLUTORR? O, REROCRAOLEITHUIZERIN TS HD LY
r L7,

2.R1 FHEMAIZOWT
MANIT, BIRNBESICBTA2ERFEZEBZ2HEMNATHD ) VBT IKFET B 7 LKFPH
EHEINTVWD,

2.R1.1 FHEERURB G EY CICEZEEIZONWT
U VBETKFET MY U LKFIWIZERLBNDBEES L THY . HiEX, SIREORBRSFELEOC
ZEMICRIEIL R EHE LT,

2R1.2 ZE2HEIZ-ONT
VUBEZIKFET Y T LAKFTMIZHONT, #EIX, BHEHINEZEENG, SEOFEREICBITAES
P EORIREAIZ NS O L HE LT,

3. FERRARERERBRICET 2 REIRUHEHRIZ 51T 2 FEE OB

hhZEBEMTHREBRE LT, in vivo IZBWT MPS VIL ET /L~ 7 2% - GAG DERBEOE/L,
ERARRIC R T TRESRN SN, RRMEERERLE LT, PEMER, LOERKORRICHT 5
FEPBRT SN, BRERRBRE OCENFHEYHEERRBRIIER S W 2oz, TIZ, 72
HRER DR & ok d 5,

3.1 BAHEBEAMHTIER
3.1.1 MPSVI EFN<URZEITAREREGORN (CTD4.2.1.1.1)



%%M%VH%?WV?X”%W@H’ AH (0.1, 0.25, 1, 4 i 20mg/kg) ITIALED 73 1 [A]
WEFFIRN R G- S0, &5 8 l#% £ TORP GAG BT &7z, TORE, R GAG BEEIIR
ﬁﬁ_%&bfw#M@ﬁﬁﬁf%ﬁm AL, REOHERFOIHDT A 23RO b (Zk
BON—Z T A4 KT 28EG CERME) (X, WEHE © +18%., A%£0.1, 025, 1. 4 & 20mg/kg B :
ZNEN—50, —69, —73, —84 K N—84%) ., F7-, FHHKICEHWTHHEKFIICEEEIEEOHEM
BRHBI (142 54 OEEZZR) | WA PR EORER. 1L A EOFEMERKIZ IV TH
VBT PN 0D ZE i 28 P L AR oD FH B AF RO LT,

3.2 TEMHIEBERR
APESRPRERER L LT, S5 IRTREBEMN R ST,

£ 5 LRI OB

i e e *%gﬁf% G B cTD
gg@ (MZ;,; 6/14?;%#) FOB ¥ 09, 6,20 | EHRH L 42132
e e[ LR TR e e 20 | s WL 42131
DRER | et ooy | LTE DEE | 0 2,6, 20 | HHRe wmn L 42133

a) 20mmol/L V > k) kU 7 A, 150 mmol/L ¥iftF + U 7 A, 0.01% Tween 20 (pH7.5)

3R HEEICRIT B EEOBIK
3R1 AEOEHMERIZONT

HEEE XL T O L I L T\ b, B2 hGUS Th 2 AT, BRI ~DBGAA LYY
V)= ASDOBITICHELE I NS M6P /27 U %4 LT\W% (Proc Natl Acad Sci USA 1977; 74:
2026- 30) . FrMEMRHTICRW T, ARIEOBERTEMEIL, WE TH D 4-MUG Z IV TERMEERES T THiEI S
TEY, TOKBE, 353~470X100U/MgYTH ~7-, £7-. MPSVII BH HRMBHEMIZRIZ MBP DfF
TE FIFEAAAE T ORI, Mfafh i 235 LT 4-MUG % it S8, A& U0 ot 2 F5iEic
ARIEDHIAN ~DBOA L DSFHI S 7z, MEP FEF(E T TIEMIANIUA 3 HERR S L7203, M6P f77E | C
IEARIRDOMIEANBCA R LE Sz 2 &0 n, RIEOHMIBNEGA L M6P ZRIKE 425 Z & AR
Shic, LEXY | ARIFEZ, MOP ZAARZ I L CHIFIWNICIR D IAENT-ZIZY Y VY —HIIBITL T, Y
V)= ENIZBWC BRI an =X —ViEE "t s EZ D,

AR A V- ERFERBR TlX, MPSVII BF /b~ 7 2 & FAWT, R GAG B, ko) 2 ETE
PEL IR PR R AT K D TR R R R 2 T LT, £ ORER, AR I #RAFR 2R T GAG #
OIWDE ), BERIEPEOBEIN, M N ZE @ﬁﬁwﬁwﬂmbghtoM%vu%vwvazfi&
B O THRIIE N OZZR LGB0 Hiv, RO GAG 5O FRHEBER R EIC L VIR L Tnb L&
A2 HITWD Z & (AmJPathol 1990; 136: 207-17) HBE T 5 &, AKD L2 L 0 AHHF%IZH VT GAG
DD LT EZ2 b5, S50, MPSVII EF L~ T AE\IGTHEaZ p-I V7 n =2 —PaPkE L

Vp-rnym=r—PETo8 10 =2 o0 1bp KA REBEAED HRFEAE~ Y % (I Clin Invest 1989; 83; 1258-66)

2y L WA A R A

%) HS J X DS DFEBTTAIIT AFAET % WEHE B 45 % Bt i % I e Rk T E

D KR 4-MUG WAL LT AMY & p7by o= — RIS S = & &R LCHE SR, 1013, 1IHIT 1 ool @
4- MUG % 4-MU (2533 D 7o DI Bl el i i & B S LTz,

7
ATEY ¢ SRR 10mMg. T I A A v T Ea—T ¢ 7 AR EEREE



72561, Bex IR AR T GAG N3 5 Z &gy &4 Tuvv%  (Proc Natl Acad Sci USA 2005; 102:
14777-82) . Vi bEX 0 KRIEDO MPSVIIZHT AN NIRENTWAREDEEX D,

BT, RO L5128 2%, MPSVII EF L~ 7 ACEG M2 B- 7V n =X —P a4 h L
e, B 22T GAG AT 5 = L MBEICEE SATHY | IR TAIAZ hGUS T AT A
WS IERRAR SRR (CTD4.2.1.1.1) IZB W\ TH, Sk CRERTEMENRR0 b, AE G L2
11 GAG BOBADB/O HATN D, LIzns > T AROIIRBRAA b AL LY (KN D GAG
DERER T IEDINNITRENTND EEZ DM, b MBI 2 AREOFHEICONTIE, [TR1 A
BHPEIZOWT | DIETHRT D,

4. FEREREMEN BRI T 2 R R OB 2 BEEOHE

AIZ T v MZHEIFIRNE G L & 2 0EEES R S, o, Pz AunizEEsiices
J2 EFaxrT 7 ACESE, RELKEHIRNEE L2 & & oEyEERRE Sz, RED
BEFIRME T, SR RILE (4-MUG) # AWV TER Y&, 4-MU OEE FIRIT 1umol/L Th -7z,
I H OFIARIEFUARIL ELISA V5 UL BRALFRICE THIE S viz, BL RIS, E2RBR o fifE 4 el 3 2,

4.1 WRIR
411 H[E#H#E (CTD4.2.2.2.1, 42223)

WERET » NMIASEZ BEIFARNE G- LT & & OMmiEH -7 v 7 v =4 —BIEMEA IR & L3 Bhhe
NG A—=HF, K6DEBY ThoT-, £/, HEMET v b B A ITAKK 2mglkg Z HEIFFHIRN L 5 L 72
& X ORIty CEEIE CAEERA) 13111056 h Th o7z,

K6 AEZHEFIRNRE L L EOEMEE T A -4

Fi& (mg/kg) PRI 1% Crax (U/ML) AUC,, (U-h/mL) tmax (D)
0 i3 4 15 1612 1360 4,009
it 4 31] 1279 1060 0.00"
6 1k 4 15 829002 116000 2.03"
i3 4 15 758002 99400 2.039
20 Jii3 4 15 418000 534000 2.039
il 4 31 2940002 385000 2.03Y
S E

Crax = B MG HFIEEE . AUCo @ $&5:-1% 0 I > & Sl E W] RE IR AR ~C oD LI i BE — IRR ] R T e
tma B 15 LT FP R FEE 5 R )

a) 20 mmol/L U » &) ~ U 7 2, 150 mmol/L #ikF U 7 2, 0.01% Tween 20 (pH7.5)

b) 2 fBl/RE A

412 KEHE (CTD4.2.3.23)
MERED VI ARSE A LN 1 BEFIRNE S Lz L EoMiEh B-7 s v =4 —BiEtEaEE L L
TeHEMERE T A —2E, RTDEBY Tholz,

8
AT 4 REHER 10mg__ T I A - BTV a—T 4 7 AR S FEEREE



KT AEE AEFIRN RS LT & & DY/ T A —4

A& (mg/kg) FFAGEER. | PRI %k Crmax  (U/mL) AUCy, (U-h/mL) tmax (h)
1HH i3 5 15 89.1+59.8 721+519 4.00 [2.17,10.0]
0 i 5 f 8451164 701+169 2.17 [2.03,10.0]
169 [ H i3 5 {3l 77.6+39.1 617+332 2.50 [2.17,6.00]
i3 5 15 96.4+34.4 834+313 10.0 [2.03,10.0]
1HH i3 3 {31 17400+1270 333005720 2.03 [2.03,2.03]
) HiE 3 43l 237001050 40100+1750 2.03 [2.03,2.03]
169 H H Jiid 3 4 44000+ 19100 6340033900 2.03 [2.03,2.03]
M 3 45l 255009220 34700+ 13700 2.03 [2.03,2.03]
1HH Jii3 3 43l 9580022000 152000+ 8060 2.03 [2.03,2.17]
6 i3 3 146000 = 28900 236000 54600 2.03 [2.03,2.03]
169 H B 1 3 {4 174000+ 16300 278000+ 26200 2.03 [2.03,2.03]
HiE 3 45l 256000 74800 465000+ 206000 2.03 [2.03,2.03]
1HH Jiid 5 1050000+ 119000 1810000 =+ 355000 2.03 [2.03,2.17]
20 i3 5 i 910000 == 104000 1620000 + 255000 2.03 [2.03,2.03]
169 [ H Jii3 5 {5 1780000 = 168000 3980000+ 821000 2.03 [2.03,2.17]
HiE 5 5 1630000+ 131000 3460000591000 2.03 [2.03,2.17]

I AR ER S, tax (X TP (P ]

Crax © BB ILTEHIREE, AUCq, : #5555 0 INF[E] > D I HE I AT REINE A "C D LY HP i B — R R s T
tmax : %%‘lﬁliﬁtpﬁi%fﬁ“?ﬂ%ﬁ%ﬁ

a) 20 mmol/L U > B U 7 A, 150 mmol/L #EikF - U 7 A, 0.01% Tween 20 (pH7.5)

42 43#i (CTD4.2.1.1.1, 4.2.35.2.1)

HERE MPS VII ET L~ T A (4% 6 Bl]) (CARSKAZ N 1 ] 8 W SKEFFIRNE G Lz & & D&k 48
REME 2 M OV i - 1R U AR~ 7 A ORABERIZIT D8k B-7 v 7 v =2 —BiEMEIL,
RBDEEBY ThHoT,

# 8 AREFEHIRNEL Uiz & & O/t p-2 v 7 o =4 —ViEE

MPS VIl £F /L~ 17 A
R ekt 5 48 BEI 14 Berede b 1A% | BAEM< 2D
0 mg/kg @ 1 mg/kg® 4 mg/kg® 20 mg/kg? 4 mg/kg®

Il 0.00018 0.096 0.303 1.131 0.069 0.267
Fi 0.00001 0.086 0.285 2.848 0.181 0.221
ek 0.00001 0.120 0.462 1.948 0.365 0.398
Jixd 0.00002 0.0001 0.0002 0.0007 0.0001 0.017
Jidi 0.00002 0.0058 0.017 0.058 0.007 0.061
P! 0.00002 0.0006 0.0044 0.054 0.0046 0.081
H 0.00004 0.020 0.029 0.025 0.025 0.149

A 0.00000 0.0010 0.0035 0.0042 0.0027 0.00439
Jia i 0.00013 0.0012 0.0041 0.022 0.0058 0.203
SN T 0.00004 0.0028 0.0048 0.052 0.004 0.166
FOPR IR 0.00007 0.0020 0.0051 0.032 0.0042 0.064
oy 0.00014 0.0019 0.013 0.063 0.0045 0.0070
B ik 0.00002 0.0019 0.0067 0.103 0.0039 0.229
RISLR 0.00006 0.0005 0.0032 0.011 0.0025 0.180
JiiRE 0.35 0.7 1.9 13 - 45.3

FEME, BAL: Ulg, MiFiE Umb, —
a) U B AL A
b) #E 3B, M3, c) K4 B, ME2F, d) HES B MEL B

PAY/0

PR D X (LR 6 A H ., ARE3MHI) ICAZK 0D, 2, 6 XiE20mg/kg & 1 H 18], 4F4< 18 H H £ T
EEARNE S Lz & & ARG  B-7/ V7 v =4 —BiEtE CEME, DLTFREER 1, B5RicsNT
ZNFH 516.4, 427.6, 528.3 X% 437.9 U/mL, #HE 29 H HIZHWTENZEH 909.2, 661.5, 1231.4 X
1% 1522.3 U/mL, 414 29 H B OJRVMmEH -7 v 7 v =% —LBiEETcEn i 108.0, 74.0, 83.9 i
1150 U/mL TH - 7=,

%) 20 mmol/L U »EEF kU @ 4. 150 mmoliL H#i{kF U ™7 4. 0.01% Tween 20 (pH7.5)
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43 fRH
B 2 3R BR I 340 S TRy,

4.4 Pk
P B9~ 2 5ABRIT SN S TRy,

4R HBEIZEIT DHFEEOBIK
4R1 AEOHBEIAMIZOVT

HEEE X, UTFTOXIICHHL TS, MPS VI T L~ 2% HWZRBRICE W T, Bn ik
B-rNrua=F—EOEHIZLY B-I Vs u=F—BIEMEOTLENRZ < DM TR L, VY Y —A
WD GAG DEFE Z RIEIZIA XITIHI3 2 Z E R I #E 235 5 (Proc Natl Acad Sci USA 2005;
102: 14777-82, Proc Natl Acad Sci USA 2006; 103: 15172-7) . MPS VII &7 /L~ 7 A % W 7=/ 0 A
it (CTD4.2.2.3.1) 1B\ T, ARELER GO B-7/ V7 1 =X —BIEMEIIAR A& G- 48 FE#£ I
B & 7o kR CRR O AL, FRCINER, Pl ORI CERE Ch -7, Mg, Tk ORIEICRIT 5 B-7 v
7 n = —BIEERIE, ARG VRS (BEEIE) BRI Sy, 2 OBERIEERITAR
Sl G- 48 e[l i4 & el 9% LREZ R L7e (3%8) .

T2, VA E AW RER G FEERBRICB W T, 20mglkg £ TOMAET 2 BB 1[0, 26 MFARKE
B UToBRT, i, IS ORI 2 & O ARJE & BEMED & 5 BT IR HivTnvianyy (152 X
WG HEERR) OHESMR) , Leo T, RENEIIHMAT LM TH D LB X DR, ik
FORIBICRBWNT, RENME UIEM T2 Z L ik 2 2et EoRENE L5 aiEttidEn s E 25
o,

PRI, AEOHRE D MOV TOHFEEOMAZ THAT 525, b MIBIT 2 AKEE Gz 2MEic
SONWTIE, [7R2 LEVEICHSOWT] OETHMmT 2.

5. BHRBRICET 2B R UHEICRIT 5B EOHE
AIEOFEMRBR L LT, HERG IR, SOE R G FMERBR M OV A f B s 3206 S iz,

51 HEHEBHRER

7 v MERWIZHERGEERBRSER Sz, Fo, Ve Anic KRR GEERBRIC ST 2 9)E
BERFOFERING | KFEOBMEFMERFHE SN (F9) . KAEOMIEOBIEEIZ, 7 v PR L LD
|2 20 mg/kg # & T ATz,

#9  Hige 5

s B H& - W OBIEE | RTEE
AR . 72PT
ABK R (mg/kg) R (mg/kg) CTD
MWZD; Mol wire | 00, 6. 20 | Ak L >20 4231
i3 . 0v, 2, BMEFMEIZ DT 26 R K& 5 MR TR
=7 AP IR 6. 20 20 MY LELDEE ~20 42323

a) 20mmol/L U » &) + VU o, 150 mmol/L #{kF + VU 7 A, 0.01% Tween 20 (pH7.5)

10
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52 REHEZHRR

v (L5~2 5kin) & M7z 26 B KE £ G- it S vz, £, (P o lE I bR
DFEEIZ LY BRI OB L 2FHliARATRETH 5 &l S4L, MPS VII 7 b~ 2% /- 818
MR 53 BR I B 2R B PR A O R b . RO KEER G HEERTHMI Sz (& 10) .
THOREBRIZIBNTEH | RIEOERGICEET 2 HIEFT RITRD o7z, 72k, Yz Hniz 26 8
AR & G-t Co MM E (20 mg/kg) (235175 Crax (469 pug/mL) KT AUC (1024 pg-h/mL)
X, BER B RO RS L i L ¢, TREN 195 KN 158 5 Th o7z,

K10 EESGFEERER

B R 4 b 27
B R £ HH (mg/kg) PR (mg/kg) CTD
. FETITULAER 01 (e fl) 9, 1 (k
i 1 - 0”, 0.1, : . : Bz
MPS VI A | Etla/%) , |02 1. ue ) o, 4 (16 1) 9, 20 (i 3/6 i) © _ 42321
TF TR 4, 20 BV L 42322
Wi 1 26 1 0. 2
H=74YN | FRN (1[\1/2 38) 6. ‘20‘ A bR L 20 42323
(1.5~2 /%) +RIE 4 380

a) 4 B LIRRIIARTES: A, RIEICKIT 2 RERIGE TIT 5 HTY T o~y 2 DU Raplicish S,
b) U B A PR A

¢) ARFITHIT B RIESUSITAER T B D & Hlr Sz,

d) 20 mmol/L V > &7+ U v A 150 mmol/L #ftF kU 7 A, 0.01% Tween 20 (pH7.5)

5.3 Bi=EHMERER
AHIT hGUS DB THHax 2 37 ThH D | ZFOfbFEE R OWVERRET 7> 6 DNA K UM Ju ik
BN CEEAAAEAT 5 Z L13B I W EHIK S - Z & D, BminmtERBR I I S oo 72,

5.4  DAJRMERBR

AFRO D AJFEMERBR TG STy, HEEE 1T, REODAJFHEICOW T, ASIZERT I E LT
BG5S 5 WK hGUS OB T2 R TH D . VL& Fv 7o 26 K& G- m BRI BV
ARIEDO P 26 W% F CTHALME I RTEGMIR 2 I 3B S e oz (CTD4.23.2.3) Z &b, AHT
DAFHEE RS 72NEBZ D EZURIIL TN D,

5.5 AgEFEARTIERER
7 v FaEAWEZBELR O - BIERAEICHET 2068 B®R, v X2 AR - JRIERAICET 5
B 7 v b &AW AR R AR OFRENT N RHMROMEREICBI T 23BN S S - (F 1D
BE O AR, I - IR RO AR ’i‘ﬂ‘ﬁ“é%ﬁ% IROoNRoTz, Ty MR FE2H W
R BRI BE9 2 M & (W3 20 mg/kg/ B) I2361F 5 Crax (7 B 1134 pg/mL, 7 43 : 372 pg/mL)
KONAUC (5 v b : 917 ug-himL, w74 : 604 ug-h/mL) It BEER 5 R OREE B O L el LT
LTNTH Crax (3 5.6 5 TN 155 1%, AUC 1T 145 T 935 Th o T,

6) MPS VI #4( B BE T b 2 A3 A mglkg % 2 RIS 1 [EHE 5 U= & & 0% 5 46 %I 351) HIRER (Coax 1 24.0 pg/mL, AUCo, :
65 pg-h/mL)
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F 11 AR A AR
RERO S 5 & R Flies A, A& B
g | T g | BPIR og) LB (mglkg) CTD
HE i3
A 4 F AT BB 20 (/23 4i)) ©
5 18] 7 14] - 3
e 20 : JRERMER T, RBER, REOKE R Rt
TR | ek REOEAD | ) g | BT A ROZRCE L | PIIERE a0,
R« JBIEFE | Zv b [EARN| & 1EAE, & 9 ‘6 50 ) 423512
E(FAE | (SD) Mgk e, | & v I Ve g | 423513
9. 12. 15. 18 EHER, B - RIS L i - 20
A
i FYIER
R 21 A
TR 6. 9. 12,
- i 15, 18 . B (i
i | vy [ OO | e L B | - | 423923
S (NZW) W EEI - AR el %4 1 20
IR 29 A
BFE#w
FET ST ULEER : 6 (131 fl) | 20/12
(15/31 f5) @
B i, FFffasEse, ~e /e e M
A R O A %5 RIS 2P H%W@F’aﬁg‘lﬁﬁ BE (—ik
et I RO | | HE BBRIBEY S SE R OO ) 28 | ) 2
ey | 720 || R RSB o PE Tk 42353
f § . 6, ERD
oz | D) 720 A 20/129 o ] FL )
B (1m=1/3 H) =2 ik, IEBME T, MR A, & | A, AE
‘ B, IR R, SV, AR, | RE : 20712
B, BBEFOR AW S
20/12 : FRARME
F1 HHAERICEER L

a) 20mmol/L U »fiEF U 7 A, 135 mmol/L HEfkF MU 7 A

20 mmol/L L-& AF > 0.01% Tween 20 (pH6.0)

b) ARIKIZKIT B ERISZ TBET 5 BEYT, WEEG-BAAK 10~15 Ric Y 7 = v & BT I BT NN SUIIEREN 5 S vz,
¢) —HARIEDEALAFRD BT Tod, fEIR 19 A A5 12 mglkg (SR S iz,
d) AR D REIEEFITER T2 b o L s nT,

56 RAPTRIBVERER
TR IR SN TE LT, 7 v M &2 AW HERGEERBR L O v 2 Wiz g 55

PEERBR 2 3B\ TR O T RIE M

LR EERED DIV AT R ATRIEIE A0 &I S vz,

5.R BB IT 2/ EOHKE
BT, IR SN ER 2B E 2. RO FBEVETG IR B O RBIIRE O BV S L7z,

Pl S AL7m, WITHOEMREICRB VT Y, BEELICARIRIZE IR

6. AEWMEAFRRROBEET S 0ME, BARRERBICET 28N NCBHEICR T 2 FEOBK
6.1 AMFEAFRBREOBEE Y D00
MIEH OARIEDERIIT, FERTEVERES Y2305, 4-MU OER FIRIZ 1 pmol/l Th -7, 1L

IERECEAR SFNZNES
51 2 1% UX003-CL201 75t & CL201

ERAR

6.2

e PRI EE AR

=

H AL FERIE, PRI E L N— 2T v B A ETHNE S L7z, IgIC WV T,

AT SREEER 10mg. T I A

ABR CRLHT D L DIy

12
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RS LT, [EN 15k (SDG001 #A%R) M OVES 3 58k (CL201, CL301 M UF CL203 #lk) o
AR MR S iz,

6.2.1 BEICBTImE
6.2.1.1 ENEERRER (CTD5.3.5.2.4 : SDG001 B <2019 4E 1 H ~2020 4 7 A >)

MPS VIl 8% (BAEHBRE R 3 H) 2RI, AFZEIRNE S LT & 2 0Zel, KBk OVE
MEE RS B2, EEMRIESIRRBRNEE Sz GUBRT A OFEM, A ahiE & O 20k
AEIZDWTIE 171 ENEERRER OEZSH) |

AFKI 4mglkg % 2 BRI 1 B EFIRNE S Lz & & o mEPARROEYEE T 2 —2 1%, £ 120
LB Thol,

# 12 AFl4mglkg % 2 WIS 1 BIREHIRNE S L2 & & o hARO KRB T 2 —%

. 7 Cox AUC, o tne cL Va

L (ug/mL) (ug-h/mL) () (h) (Lihikg) (Likg)
EEGR | 3 | 135+606 2564932  |430 (392, 450] | 1880172 | 01780079 | 0427+0149
W5 1200 | 3 | 935+301 248119 |3.92 (383,392) | 1010107 | 0186-0089 | 0472+0244
W22 | 3 | 971-534 215+103  |403 (392, 442] | 2020277 | 02120110 | 05490299

AL TR .t (3P M (A

Crx * TR FLIE T, AUC. 1 Be -8 O I B BeHIIE FTAEIE . & 0D ML v L HE — RS 5 F

e ST PFEEBIERF, b« WISCEMUIN, CL: 287 VT IV A, Vit SR

PIRIGURIZ OWT, AHNOFE-BIAART) b 5 52 W F TITHIATEGURGNE: & 7 o 7o R H 13 2/3
BITH Y. PRGURBGEBITER D B leinoTz,

6.2.1.2 #EHME 1111 FE3BR (CTD5.3.5.2 : CL201 3BR <2013 4E 11 H~2016 4£ 7 H >)

SMELN MPSVII B (BAZERBRE 2L 5 B1) &8I, ARAIZFIRNE S Lz & & oRem, Aotk
OB ENRE 2 MR 2729, FEEMIERRREBRA FEh S vz GRRT VA v OFE, A2 & OV 2tk
DRI OV TIL 17.2 WA VILAHRER OHEZZ]) |

KA1, 2 X% 4 mglkg Z 2 BN 1 EEFIRNE S LT & & O MiEhARIEOIEYEE AT X —F
X, 13D EBY THoT-,

#13 KA1, 23T 4mglkg & 2 B 1 RIRAERIRNE S L7 & & O MiEHAKOKYERE T A —X

ﬁ i ﬁuﬁ Cmax AUCO-I tmax tiz CL Vss
(mg/kg) (ug/mL) (ug-h/mL) (h) (h) (L/h/kg) (L/kg)
19 3 2.27£1.07 7.11+2.60 4.27 [4.17,4.28] 1.44+0.0820 0.147+0.0672 0.313+0.104
2" 3 2.22+0.554 8.17+2.12 4.13 [4.03, 6.05] 152,1.419 0.297,0.2079 0.961, 0.5319
29 3 3.57+1.50 11.3£5.36 4.20 [4.08, 4.25] 1.63+0.227 0.183+0.0785 0.520+0.293
29 3 4.82+0.293 145+3.16 4.02 [2.00, 4.05] 1.51+0.682 0.129+0.0276 0.232+0.0428
49 3 13.3£4.05 41.3+12.7 4.23 [4.08, 4.27] 1.32£0.258 0.0957+0.0252 0.186+0.0734
4" 2 6.77,9.72 29.8,27.9 4.50, 4.23 2.17,1.66 0.126, 0.136 0.349, 0.405

IE ERRIER L, o (T RAE [HEDH] | 2 IR 8B E

Conax * IR ILTE T . AUCo. @ BG4 0 IR7)> 0 S A mT AR IRF S "C O LT T i P — IR R it g T A
tma>< : %%‘ﬂh{%m/%}j{?”&ﬂ#ﬁﬂﬁ\ t1/2 : (%%#57&%‘1\ CL: é%’y U 7? :/x\ Vss : %%ﬁ//ﬁé‘?%

a) 520 WE, b) FlEB G, c) #8512 ke, d) #6536 kF, e) 5 28 Wik, f) $25- 84 s
g) 2 i

PUASEHURICOW T, ARFRG-BALATT B &5 120 R £ TITHUARIEHURIGE & 70 o 728813 2/3
BITHY, 2D 55, PRFURGIETH > - PBRE T LI TH - T,

6.2.1.3 ¥ESE 111 FH3RBR (CTD5.3.5.1.1 : CL301 3RBX<2014 4E 12 A ~2016 45 A >)

13
AT 4 REHER 10mg__ T I A - BTV a—T 4 7 AR S FEEREE



SAEN MPS VI B3 (BASRRSRE AL 12 1) 2RI, RFIEZFRIRNE S LT & 2 ofgtt, 24tk
KOS REZ MG 2720, 77 &A% B AARE — B B R E e S vz GRRT Y1 v O3,
BRIWER O RZEPEORB T OV TIE 173 WSS HLARER) 0HEEZBH),

ML - MEE. 77 BRXIIAA 4 mg/kg & 2 HFEIC | BEIEIRNEEGT5 2 & & S, o3~
TOWMTAAZHZE (AR, 77 8R4 8 KL LIcEARZ 40 KRS B, 778X % 16
WG LA A 2 32 &G (C B KO 7vR%E 24 BREEL L% AR % 24 HEES (D
) Lanr,

AHI 4Amglkg 7 2 BRI 1 B EFIRNE S LT & & oM ARKOEY B T 2 —2 1%, £ 14 O
tEBYThol,

# 14 AFl4mglkg % 2 WIS 1 EIREHIRNE S L2 & & o hARO Ry B T 2 —%

=7 ¥ Cmax AUCO-t tmax ti CL Vss

R L I (ug-hmL) (h) ) (Lihkg) (Lkg)
IEEEEASs 12 14.5+5.05 45.8+14.99 3.92 [2.33,4.32] 3.01+0.7839 0.0918+0.04419 0.280+0.09549
b 8 D 8 20.3+7.85 69.1+16.2M 3.89 [3.52, 4.00] 3.00+£0.590" 0.0541+0.0109" 0.193+0.0483M
5 168D 8 15.7+£5.10 40.1+£14.8" 4.00 [3.87,4.83] 2.360.693M 0.108+0.0600" 0.333+0.119"
Peh. 243 9 9 20.9+8.82 55.4+29.21 3.95 [3.90, 4.50] 2.55+0.481" 0.0869+0.0536" 0.282+0.180"
53039 6 20.3+9.57 75.3+23.20 3.98 [3.90, 4.13] 2.98+0.0321) 0.0517+0.01989 0.188+0.06427
Py 538 © 6 20.8+8.93 43.4+19.2) 3.98 [3.92,4.23] 2.59+0.3607 0.101+0.05259 0.330+0.1529
Peh 4638 9 3 24.0+10.3 65+27.4 4.02 [4.00, 4.08] 2.03*£1.02 0.0646+0.0275 0.207£0.118

T A AFHER AL, A (SB[ ]
Crnax © I MLTE FPIREE, AUCo. : B 0 el 7> & dscf I & v BB IRF A S "C oD 17 P BE — W] Al T ir A5
tmax 1 B LT PR EENERFR, typ « RIS, CL: &5 7 V7 T A Vi AR
A, BRUCHRDT—4
b)A. BXU'D DT —% (D BHIAFF G- 12 BIFOFE )
C)A, CRODHEDOT —% (CBEIAAKIEG-BhE 20 EIRF, D BEIARFIEE 5-0HE 22 WRFOF5HL)
d)B KO'CHEDT —% (B HEIIAAIIR 5-BAA 28 TR O#E L)
e) AKOBREOT —4 (A BEIIAAIR 5Bk 36 HRFOER)
HARDT —%
0) 6 1. hy4 il i)6 . j)3 i
USRI\ AHI B G BRAART 2 & 5 564 46 T8IV & CLC HUASRIL B & 72 o 7 BRE 13 7/12

plcdHY ., DB, HRPUEBIETH > T2 BRF L5 Bl TH -7,

6.2.1.4 ¥EHME 11 #E3RABR (CTD5.3.5.2 : CL203 3ER <2015 4E 7 A ~20194E 3 A >)

MPSVII i3 (HAEHERE A 15 61) 26t RIS, AR 2 HARNE G- LTz & & 0Lt A&k OFEY
THREZ M9 5720, FEEMIELTIRRBR N ENE SNz GRBRT A v OFEM, AR O 2t 0Bk
FARIC DWW TR 17.5 MBS 1L ARERER) DHEZSH]) |

Al 4mglkg % 2 BRI 1 [FEEFIRNER G- L7z & & QMR ARROEYBRE T A — 2%, £ 15D
LB ThoT,

# 15 AAl 4 mglkg % 2 BHIC 1 RIRKERHIRMIR G- L2 & & D MjE P AR DO IYBIE T A —X

A IR AR % Crmax (Hg/mL) AUC,; (ug-h/mL) tmax (h)
IS SRl 8 9.28+6.53 20.6+22.4 4.04 [0.63, 6.00]
e 5. 24 1 K 8 12.9+9.73 44.0+44.6 4.07 [4.00,5.50]
B 48 RN 7 9.31+4.37 32.0+19.5 4.05 [1.00, 5.00]

PEME L ARAER R, b (T IE [HEDH ]
Coax + BREMLIETIRIE, AUC,. : -4 0 IR D A #IE ATREIRE A S ~C oD LI i B — IR ] st 6 T T P
tax © 35 o LT HH 9 B2 B2 ARy ]

0 Z5 U ROBEEHIFN TR B R 4 BECH U CHIRE 2 ELICH 0 FHT . SBEICB 0T 7 LR OB SHIFARE T LA Tl
T T T vRALAFNCY Y & 2 2R,
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PAEGTURIZOW T, B ERIAATH bR E1& 48 Ml £ TICHATIEBME L 22 > 1o gBE 12 78 I T
bV, EDHH, PFEBETH > EBRE X IFITH o7,

6.R IR HEEOHKE
6.R.1 ERNDIEMBIRRIZONWT

HEE X, BEERARUSHEADOEYEREIZOWT, ITO X BB L T3, ENERKS (SDG001
HER) 12T, AF 4mgkeg # 2 BMIC | EIREFHIRNEE L7 EOBARAN3FIOBRERIT, XK 16
DEEBY ThHot,

# 16 AAMIAHK 4mgke # 2 B 1 BIRKERIRIES Lz & 2 OREE (SDG001 #iR)

HEBREES - Coax AUC,,
(ERYIEE) R (ng/mL) (ug-h/mL)
)| EIE A 7.12 15.5
Jg;ﬁé Lg) 5 12 B 5.53 143
5 22 WEF 3.59 11.6
F[ElE 55 192 339
( %%%12 ) 5 12 B 133 37.7
B/ W1 ke 5 22 W 12.1 321
FIEE 55 14.2 27.4
( %%%23 ) 5 12 WE 9.18 223
B2 ke 5 22 W 13.5 208

Conex © 5 M5 B RE

WS ARRRER (CL203, CL201 & UFCL301 3E5) [ZHAAN S N=ANEANEBRE BT 2 FiR R UMK
&, WONCAA 4 mgkg # REFBIRNEZRE L EOREDORERIZ, £17T0OLEBY ThHoTz,

# 17 SEAMNCEA 4mgke % 2 BMIC | BIRERIRNRS L Z0EREE (CL203, CL201, CL301 &)

AUC,, : 5% 0 Bl H> 5 B HITE FTRERF A E T i iR B — ReRf dh iR T il

M4 Ll Ei (%) EE (kg Crsx (pg/mL) AUC. (pg-h/mL)

CL203 8 3.1 [1.7,5.0] 135 [94,174] 104 [4.68,35.7] 30.2 [174, 153]

CL201» 3 94 [55,251] 34.6 [206,78.8] 11.3 [10.7,18.0] 37.9 [305,553]

CL3019 12 14.1 [85,253] 525 [15.1,103.4] 232 [6.77,32.7] 492 [20.1,97.0]
sl (]

Cons * B MIEFIEE, AUC, : 854 0 Rl & BACRITE FTRERS X 3 C 00 I I BE — WA AR T 7
a) #5545 24 B, b) REBRLE 28 HEF

CL201 KX U* CL301 BRBRIZHA AN DN SEAGERE D 5 b, —HOIREE K CIEE O gkERE Tl
BE (Cax HLUVAUCH) PMEL 22BMFBO b, o, #HBRELN D2 BFHIBRIIH 503, F
BEOCEENSAROBRBERICEEL RITTHRESZS L b, Lo T, HEMERRE CEENT
WEEZLNAHBRENCRNT, AROBBEEZ BT 5 Z L TEYBROENAZEZRHNTHZ L
& L7z, SDGO01 RERIZHIT 2 HAAHRE | THONTVIEREER (Cax XU AUC,.) X, CL203 &
BB T DA ENBERE CRRODNREED TR (Coax : 3.64 pg/mL, AUC,. : 12.9 pg-/mL) & [Ff2
ETholz, £z, BEAAHRE 2 KU 3 THOLNTVIEER (Cax KT AUG,) X, CL201 K}
CL301 BRBRIZB W THEABERE RO SN2 IRBEEOFAN (Cpax 1 6.56~34.9 pg/mL, AUC,. : 18.8~
97.0 ug- mL) Tdh -7z,

UEXv, BEARUSEANCEIT 5FF OEDEEBIZOVTRELRBVITRD O TWRNWEE X
%,

%) SDG001 BBRIZH51T 5 B AABERE 1 & CL203 REIC BT HAEABEBRE (5% : SE®UT) . SDG001 RERIZHIT 5 B AABRE 2
B3k CL201 BRUFCL301 REBIC BT A E AN ESRE i smill)
15
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MEREIX . SDG001

AR

THAAN DN AR ANBERE 1L 3 B L RO TR Y . ERS TOARA DY)

BEEA LT 5 2 L IOWVWT—EDRRITIH L 0D, SRR DX, BANEIEAD

K EhTE

[ZDOWTRE < E72p DA

6.R.2 TARGTEOEANK

IR0 HILTWR WD

ETEY BB~ DR
HEEEIL, UTO X I IZHBP L TWD, SDG001 J X CL201 BRIV T, A% 2 # N
RN L7z L &, £HsIck

é_)_ %%H 1/71’;0

< LA
‘%5#$%#¢@ﬁﬂ%@m%¢$%kf@&5%%tD@%%E

B THFIGUAE

(Crax XL TOVAUG,) 1X, R1I8D LR THhHoT-, 2B, HYEHREN FEM S 11 7= BF A
'l\i{yd mu&b %hiﬁﬁ)/) 7:_0
218 AREAICE BB oA R O L AR O£ 5 &b 7o 0 OIREE R
- I Crax ( (ug/mL) / (mg/kg) ) AUCq; ( (ug-h/mL) / (mg/kg) )
wa | e max {_{HC oke) ) __ Co: g (mokg) )
SRR | BAKDRTE | BARRARIE | ARy
. 3.26+154 - 6.17+2.38 B
IES S (3 ) (3 i)
L - 3.24 1.33,2.36 9.16 3.44,5.75
e (1 f4l) 2 1) (1 fi) )
N 3.00 0.89, 3.52 8.00 2.86,5.44
Bel5 22 W (1 f4l) 2 i) (1 fi) 2 1)
. 1.11+028 B 4.09+1.06 7
PS5 (3 1) (3 i)
. N 1.68, 2.58 1.09 5.06, 8.58 3.32
Bl 12 8k (2 1) (1 i) 2 1) (1 7))
. 2.53 1.09, 3.18 8.86 4.12,8.34
Loy |20 (1 #) (2 ) (A ) (2 )
Bl 28 A 4.50 2.68, 2.83 13.8 7.63,9.48
e (1 f31)) (2 1) (1 151 (2 )
. . 2.44 2.54,2.25 9.06 6.51, 6.18
Bel5 36 B ) (2 o) (1 fi) 2 1)
1.69 2.43 7.45 6.79
'3 84 i (1 1) (1 f31) (1 fi) (1 fi)
TER L EERE () . — %47k L. 2 BT ERE
Coe BRI PUEIE . AUCos : 2559 O BER A & el AT AR A 0 1 8 FE — R e i

F7-. CL301 & X CL203
(CBWTHRIBUASYEGI NG HvT-, FRFSIC
BEORGEHZD OBREEE (Chax X OVAUC,,) X, #1900 LEBY TH-T-,

AR

AT T ¢ R E

ZRNWT, AHlz 2 @R

1 RIRAEFIRN G LTz & &

—EROHERAE

BT 2 HUARTEGUA ST A FnLA oo A 851 oD i 175 H AR

16
# 10 mg__
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#19 AHEAICE B KB UL PRSI A R0 M PRI O B 1= ) DR R
me (<ughnL>/ (mg/kg) ) AUCy; ( (ug-h/mL) / (mg/kg) )
B i e T i s T R
o] o | s e |
T el
mremy|  COa" T i ) e o
S T ol M gl
T Il I N el
T I e I
T I R e
e i N I G I

TFEIE AR RS (B . — R e L. 2 BICL I E R fE
Crnax * B LG PR, AUCo, @ #5514 0 R§f] 2 & He &R E ml 6
A, BROCRDT—4

b)A. BXU'DBEDT —4 (D BEIAAE 5546 12 HIFFORER)

C)A. CKUODEOT—4 (CEEIAKIELS-B4A 20 HIRF, D BHIAKIE 5-BR4E 22 8
d)B EOCHEDOT—% (B BHIIARAIE 5-BRA 28 EIF)

)AL BHEEDT —4 (A REIIAKIE 554G 36 HHF)

BIRF AL SE C O LT e B — ke lh B T A

5 O it 5 )

) AREDF— 4
PLEDRERNG | Gl SN TEHBREEIIR SN TWAE S OO, FUAIEHUA ST R FfiR O A A T3
WENRE /N T A — H IR EREWTRO LW EE X BT,

BRI, LT O X DICE 2 D, FEli S 72 BRI EGE > & 13, 3l S e BRE b b7 <L E e
ARIEGURBG B 2> > RFIHURIGIES T - 7R FE BIR DD & & b e i I N T 5 23,
ARIFURBEIER] (FPRIBUARREMER], HRPURBGIER]) 128\ T, JIARSKPUIRRRMER] & ik L TRy E)
E/XNT A=A REIRFEWVITFEO N TWRWT & 2R L, PIARSEHUREAEDARA OL MR O
I RITTBIZ O T, [7.R22 FUREAIC L 52 OHIZBW T XXMty 2,

7. BREOBEHER CBRRZ MR 2 B NI R1T 2 FEOBE

AR Oz L

AT T ¢ R E

17
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#20 FAHERUELEICET IBEERBRO K

A ESS Bk i
N wEg | 48 R BE pion s - AEOER AR
e i
EM | sDGoo1 | I MPS VII 8.4 3 |AAl 4 meke % 2 BAIC 1 ERFRNES Huhtk
EENRE
18 - PR S TS 2meke, FIERE TIIAHA gl
s | oo |oom MPS VI B 3 b 2 Rt 4mplke, MR 5H TIIAH 2me/ke % 2 BRIZ P
1 ElfgARM#E S .
28 AF 4mgke F 2 BMIC 1 EFRNERS
B i Hahtk
##s | cL3ol | m MPS VII B4 12 |77 RUEIAFHA 4 mg/ke % 2 BRIC 1 EFFARAEZS R
EERE
wion | creoe | m 01,30@%5%; YIS 12 A 4 meke % 2 BRI 1 EEBARAES igﬁ
s
WSk | €203 | O MPS VII 84 8 |&H|4mgke # 2 BMIC 1 EFEIRINERS HihtE
EENRE

7.1 ERNERRBR (CTD5.3.5.2.4 : SDG001 3RER<2019 41 A ~20204E7 A >)

MPS VI 2% (BIEEBRELR 3 6)) i, FAZRIIRNES Lzt 0Lt AERUEY
EREZBRAT 5720, FEREMBRBREER SN EHEEIZOVTIX, 16211 ENEFRRASR)
DEEZBR),

FARIREREX, MR B-I N7 0 =X —PEBEREEOETARBO LN, A VY —MFOBEKRT
RNZESE MPS VI L BB Sz 4~40 ROBE L S, h, BHBE IS MRBMEICE
LT-BE, NERECBEDLLT Fr—HMla0EFENRD bh - BEIIRA ST,

ARBIT, BIEY HBREORBDRER > LIRBREOR LA E COHME) . 1R (52 8MH) 7o
REhi,

R - ARIE, AF 4 mgkg 7 2 BENC 1B, 4 BRI TEIRIBRE T2 L Snk9, fie
25 I RIOFEIRITT X TOHEBRE I3 L TITWV REBERAISC A 7T 0 A4 REORIR 5IXERELE (5
) EEMOHBC X ERETREL Sz,

B 5515 3 IR G RER KR OFAS & &nT-, BBRPIEFIIERD bnRhroT:,

BHEICOWNWT, Hx OHBREERIIR 21, Hx OHBRE BT A DEFMEEB OFRERITEK 22 ©
LB Thot,

#21 fHxOEBRELER (SDG001 k)

HRERS HeEL B2 B3
HERI Bik i ik
Fii (5%) [ ) g | E
HE (em) s -7 W5
KE (kg) .2 |1 2

) FrilA. RIS, SUENE. WREEETS
100 AmaEmCRECARL, BRERD 25%2 B0 1 BT TRE L, BBREODSMLIBBLANLREEELHIT. BV %
I TRET S, B, BEFECHFRICAVIABAKKOFRIIIAR DY 272 L WEwTHELE Shiz,

18
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{5l 2 OHERE N F51F DA MEFHIE H OF5 R (SDG001 35R)

WRE R
AFAmIE H BalLsE BeERE 1 W2 WERE3 D
R—=2F A 81.98 64.33 30.25
P 5438 24.29 (—70.4) 24.24 (—62.3) 16.68 (—44.9)
FRDSHE e 5.8 29.09 (—64.5) 23.17 (—64.0) 17.7 (—415)
(g/mol Cr) ¥ 51638 16.37 (—80.0) 15.65 (—75.7) 15.25 (—49.6)
e 5.2418 16.27 (—80.2) 20.78 (—67.7) 14.32 (—52.7)
155210 17.86 (—78.2) 13.38 (—79.2) 18.62 (—38.4)
NR—R T 117.17 41.87 31.36
P 543 42.06 (—64.1) 13.25 (—68.4) 13.97 (—55.5)
FR 1 CSi e 5.8 50.06 (—57.3) 12.96 (—69.0) 19.63 (—37.4)
(g/mol Cr) #5161 25.65 (—78.1) 11.49 (—72.6) 11.55 (—63.2)
B 52438 40.77 (—65.2) 10.91 (—73.9) 12.3 (—60.8)
% 5.5218 4534 (—61.3) 14.27 (—65.9) 3234 (3.1)
R—ZF A BLQ BLQ 0.63
5541 BLQ 0.54 (17.4) 0.86 (36.5)
TR T HS T ¢ 583 BLQ 0.67 (45.7) 0.5 (—20.6)
(g/mol Cr) 51610 BLQ 0.49 (6.5) BLQ
B 52438 BLQ 0.53 (15.2) 0.79 (25.4)
55218 1.21 (33.0) BLQ 1.79 (184.1)
J R AT A 224 231 180
GMWT(%?)‘ TR Py 524 300 365 269
55238 345 300 230
o NR—2FAf — 2.77 0.62
#7) r(if)m ER 524 - 243 0.64
5521 — 2.54 0.62
. R AT A 64 60 71
E%E‘iﬂj* 524 71 69 75
5520 74 75.2 70
ers R AT A 539.4 931.4 544.4
H?E‘i ffﬁ 52418 682.0 (26.4) 938.5 (0.8) 556.0 (2.1)
e 552 535.1 (—0.8) 904.0 (—2.9) 593.1 (8.9)
_— R AT A 123.7 180.0 34.7
(mL) Be5.2438 129.0 (4.3) 178.5 (—0.8) 336 (—3.2)
#5521 111.3 (—10.0) 181.0 (0.6) 39.7 (14.4)

HEME (R—=RF A U NHDZEE (%)), BLQ : Fi# FIRAR, — :
a) 44 LUK, #EBRE A COVID-19 Y U 2 7 DRRAIT L - TORBHER L= 72 DIRBRIRIIHR 5 S o 7o, 62

GALINP

DFHEO7ZDITREE L. HiZat it R 2 52 WRFORHMIE LT D Z & L ahiz,

10.0

0.0 [

10.0

20.0

30.0

40.0

50.0

BRAGRED B OZELE (%)

60.0

70.0

80.0

90.0

HHERE1 e HWBRE2

HERE3

#e5m%

K1 JRY DS RE DS (SDGO01 3k : FAS)

AT T RIEEER 10mg__ 7 I A
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BT a—T g 7 AR FEWRE

F7o, %552 BEFE TORF GAG (DS, CS) IBEDR—AT A b OBLROAERIT, K1 KW
X2DEEY Tholz,

I



Bt b DEEILR (%)
'S

-80.0

WEERE e |EBRE2 o WEBAE3

-90.0

25 g

X2 JRPCSIEDE({LZE (SDGO01 R : FAS)

HEVEZOWT, AEFGIL U3 B (5GP e/ 10T WH R S5 A0 bl L Ok i s 2
FEBPEPR IR AR AR) ISR DT T OFR G IREREE & ORRERIIGE ST,

FECHNIRD e oTz, EERAFEFRIT LA GBEY ([TRO LN, REREE L ORRRERIT
BEINTZ, BEFILZESTEAFEFRIIRD NN T,

NA LA NTONT, BIRANSER O & 5 Z{LI3F80 b e o T,

7.2 ¥ESME /1 ABREBR (CTD5.3.5.2.1 : CL201 BRBR <2013 45 11 A ~2016 4£ 7 H >)

M%VH$%(Eﬁw%%ﬁsm)%ﬂ%’ KA FRNEE S LT & & oLk, BEER O3y

AR 5720, IEEMRIET RN S CRPEMEIC OV T, 16.2.1.2 SN VI AR
%J@ﬁ%ﬂ%)

FARREYE T AMERCUIAE MO B-27 L7 u =X —PREEEE UTB G FREICE SNV T
MPS VII & 2Wr &4, JRY GAG IREEDFEln DO IEFE A O 2 5Ll ETH D 5~30 o BH & Shi,
B, BB LG AR BAL A 25 LT E . JUIREICEAD LT R —Milan A5 03#BD b
T RBFEFERAN ST,

ARERIT, B (DI (148D . AEERE 4 B KOWEGEE S8 (36 #iH)) WO
28 2 W (RIS G- (R 168 A ) 2 DA S L7z,

H%E - B, I 5 TR 2 molkg., I EHEUN Tl AR 1 mg/kg % 8 RIS L% 4 mg/kg
HEER G L, S BIZED% 2mglkg % 8 G55 Z & & i, fikfes 581 TIEAA 2 mg/kg,
2%@§%ﬂm&5%mfi$ﬁ4mwg%w¢n%2LW 1 [A], ﬁ4ﬁﬁﬂTT#WW&5¢6_
Laniz?, fie 2 ¥ I UHIOFIEIEILT R TOEBRE I3 LTITY, MBEBDRAIC AT 1A RED

AT G- IR T (04) ERTOHEETIC L0 Ehirhe & 7,

TP G5 3 BN 2 EVERRAT S SR e OV FAS & STz, BB IEBIITFRD S -1z,

BT ONT, Hx OWBRE TS 5133 23, Hx OWBRE (TR 2 A MERHEE B OfE F133 24 ©
LB ThoT,

10 F B D 5 IR O T — & DS RRAT O R0 4 molkg BRI S S HERFTR L LT, S IIkGEE 590 OV e 0D R
REBROHAEICB W ORIR Sz,

12) At AR L, RIDRE R S TR LEORBEY FT TR SN, B, BEEELARICH B AR AR O
HIZIAR DY A7 L) A ATRE L STz,

20
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%23 fHx OEBRELER (CL201 R ER)

WREES BERE 1 HERE2 HERE3
PERI B i B
Fl %) @5 @4 B!
F&E (em) | N - [ K
FE (kg) 86 £ I B!
£ 24 Hx OWHREICRT D EPMEIFEE B OFER (CL201 #HBR)
FEAME B Ralilsel HERE HERE2 HERE3
R—RF A 214.19 164.68 135.99
; H5 1418 89.42 (—58.3) 9475 (—42.5) 67.28 (—50.5)
R( Tmzscﬁ% £53058 6143 (=713 68.6 (—58.3) 53.28 (—60.8)
& 57238 82.49 (—61.5) 90.66 (—44.9) 59.62 (—56.2)
% 51083 84.11 (—60.7) 63.42 (—61.5) 48.45 (—64.4)
R—RF A 114.13 76.82 26.72
" H51438 46.73 (—59.1) 48.61 (—36.7) 1023 (—61.7)
R( ngls ﬁg) £53058 37.04 (—67.5) 3595 (=53.2) 10.26 (—61.6)
& ' BEE72E 32.11 (—71.9) 361 (—53.0) 14.43 (—46.0)
% 51083 44.7 (—60.8) 26.97 (—64.9) 10.69 (—60.0)
R—RF A 120 391 285
P #5128 237 360 224
GMWT(/Jﬁ;TEE%’E B E30H 32 360 a1
o 57238 48 377 _
#5120 — 410 390
NR—RF A — — 2.9
51238 — — 3.0
=7 r(iLH;ﬁ R #5308 — — 3.3
#5728 — — —
F 512018 — — 3.5
N R—RF A 918 1299 1492
Htﬂfgﬁf 51238 816 (—11.1) 664 (—48.9) 2150 (44.1)
B5-3618 697 (—24.1) 606 (—53.3) 2219 (48.7)
N R—RF A 948 199 775
Hﬁ(ﬂiﬁﬁ 51238 101 (6.5) 131 (—34.2) 668 (—13.8)
B5-3618 68 (—28.3) 106 (—46.7) 670 (—13.5)

a) IEME (N—ATA U PoDOER (%) ) . —

DML

F72, 5 120 BETORT DS BEDOR—ZT A 36 DOELRICEAT A%« OHERIL, K3 DL

B THoT,
40 J2mgkg ;'huqhuzlmo‘in 2mghg élmuﬁo
2 o
B 20 i ; 2
2 ; ;
e Py i :
e ° s |
@ » i i
& 2 | |
3 f :
. o :

L *®! o o

@ ‘ L Ul P :
< 1 ! ¢
| a0 e ¥ § @ ¢ o 4
,_( ! H )

-80 o
T ey T T T T T T
0 8 16 24 40 48 60 72 84 109 120
2 5EE

wEsE1 © EsEL

ESES

3 R DSEEOZE|E (CL201 #BR : FAS)

LEMEIZONT, AEFRIT I FIEFIFED o, 2 FILLEICRD b -ERi%, B 3 Fl. T,
WEME, RAVEAE, hHE, MRS, BRGERRGE, REHEN, W, T LAF—HERS 2HITH T,

AT T 4 mEFER 10mg__ 7 I A
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BITERIZ 2 6 (AEMEI, £ 5HEES 1) (CRBDLNT,

FRTHIIRD bR olc, EELEFFRIL, 2 6] RHEEEFEE/BE~N =7 /FHEE/NEILE,
ERAMEBEE) [CROOND, WTHhHIRRE L ORRBERIEITESN, BEPILICESTAHEFF
RiIIBD IR0,

NA ZNH A NZONT, BRRBICEHRDOH 5 E(LITFBO b edoT,

7.3 ¥ESME I AERBR (CTD5.3.5.1.1 : CL301 3Bk <2014 42 12 A ~2016 £ 5 A >)

MPSVII 2% (BE#HBREL 12 61) 258, AR EZRBIRNKRE Lz 20D, BREERUSE
MBREZ RETT D720, 77 B R REAR —E SRR DR ER Sz (EYERRIC OV T, [6.2.1.3
1BANE I ARRER) DIEEZZMR),

FBRIREREIT, AMRIIRESFMIED B-/ V7 o= —PEEREEXIIBEFREICESNT
MPSVII & 2l &, R GAGBENRR 7 ) —= JEEOERICBIT 2 EFEEHED 3B ETHY
TA VY — NFORERFT RN bl 5~35 MOBE L Sniz, 2B, BHBE IS hSEaE
ENREHLBE, VIBEICEDOLT FF—llROAEFENRBD b= BE TR ST,

ARERIL, A7V —=2 78 (4HEMH) ROVEHREY (48 M) oM hiz,

R - AEIX, 772 AXEAA 4 mgkg & 28I 1 E, 4 R TRIRNREG T2 L &
N2, R OTRTOHMM TAAEZ RS (AR, 7R %E 8 lMEE Lok AAl% 40 @& 5
B#)., 77 h % l6 BHKEE L=k AA % 32 @MK%S5 (CH) RO 7R % 24 BEKRE L&
AE% 24 BEEE DB L3Ihiz, Hit A% I VHIORHEEIT TS TOERE IR L TTV., #FEGE
RARAT v A FEORIREGITIEREMLE () ERMOHEIC LY EfmTEL Shi,

e 551512 BINR L HEMIT A REM K OV FAS L &, FAS 23372 5 AT i REM L Shi-,
JRBR T ILBITRR D b o7z,

Bl & OEREERIZ. R250DL BV ThoTo,

#25 fHxo@EBREETR (CL301 #E)

PREES | #RE | FRE2 | RE3 | PRE4 | BERES | BiBEe | HRET | RS | R | R 10| BURE L | HRE 12

51 ik i =ik =ik ik B =ik =ik i FiE Hi% B

FEin (6% L U L X .4 84 L U .4 L K g U - a! .4 »?

HF (cm) 0 | @0 | @ | @0 | @ | @0 | @6 | ! - B0 - | ..

fEHE (kg g 2! o, .8 L ) 3 L & .2 »° s Y .7 kL | 1

BREICHONWT, FEFEEE THHR—R T A U ONSEEIRE 24 @£ TORS DS BEOE(L
RIR26DELEBYVTHY, X—RAT7A L LHBRLTRS 4 BERICBWTARICED Lz, £=, &4
BE5 R BEFETORFTDS RUCSBEDR—ATA UINLOELRIIR27TOEBY THY, RF DS
BEONR—Z2T7A4 U PoOERIZEAT 242 OHRIZ, M4DEBY Thol,

#26 R DSBEOCE(LE (CL301 3%k : FAS)

f 3 B DS R EE N—R T A D LAAEE 24 .

FRmRA | (¢/mol Cr) R ETOZILE () 0 | PH
N—25 A 12 1752%46.7

5 4R 11 615-158 —64.82+2 468 <0.0001

FEEARERE, B B _REHESEERE, o RERBROBRE LTI —EHE L, ~—
AT A AEEET GEE E7 AL RH (HRENOILGEEEIIMATIE L H#E) | b) AEAKERE 5%
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F 27 R DS HOCSBEDR—RZ T A )b DD (CL301 3Bk : FAS)
A E A R—=2F A" Beh 4 W Be 5 8 M Beh 16 W e 5. 24 ARy &5 48

. 175.16+=46.75 —68.20+9.59 —68.49+7.03 —67.85+8.46 —64.36+8.47 —68.85+8.77
s
REDSIE ) ) (12 ) (11 ) (12 ) (11 ) (3 )
73.83+27.99 —70.55+9.06 —71.31+8.45 —73.37+=7.80 —69.77+10.88 —76.22+4.06
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KI5 24 WO R A A U HESE (MDRI 22 7) N1 ETHhoT-BFIZ /12 il ThoT-, F
72, 6MWT TOMBTHEECBIT A=A T4 b OZEIEK S D LB Thol-,

F 28 AHIFG 24 WRFIZIR T DEERK B A A > O/ FEGE 2z LI giRE RIS (CL301 3R : FAS)
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VG 20 FEDZEAL
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5 6MWT TOHATIERED_—2 T A b D% L (CL301 B : FAS)

LEMEZOWT, W OIRBREER GRED T 3 BILL RIZEE O bl A EFER K OZ OFRIWER ORBL
KT, R29DLBY ThHhoTo,

#29 WINOOIRBRIEL LR T 3 BNl EICRD DN A EHR RO ORIERAOREBURGL (CL301 3Bk : LM< R4 M)

s, 77 RS (9f) AFN B 5 (1241)

HEFS BIVEH HEFS BIVEM
TRTOHES 100 (9) 33.3 (3) 100 (12) 66.7 (8)
FGE G 333 (3) 0 (0) 41.7 (5) 0 (0)
DY e 9 333 (3) 0 (0) 33.3 (4) 0 (0)
TEERAT I S H 11.1 (1) 0 (0) 33.3 (4) 8.3 (1)
P 222 (2) 0 (0) 25.0 (3) 0 (0)
I - 222 (2) 0 (0) 25.0 (3) 0 (0)
FI 11.1 (1) 0 (0) 25.0 (3) 8.3 (1)
T 0 (0) 0 (0) 25.0 (3) 8.3 (1)
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B AT LT,

) 75w ROBEHM (el (§E0H] ) : 159 [7.4,24.0] B, AR OREYE (FofE [§IH] ) - 359 [23.9,48.7] HEMH
18) CL301 BRI 51T 2 AHI B2 5 BRI & O AFI ORI (Foefie [466R] ) 3. 140 [51,187) M ThH - 77,

24
AT 4 SRR IOMg__ T I B A BT a—T 1 7 AR FhAREE



EAIMEIZDONWT, BT DSIBEOR—AT A4 UL OEBLROHEBIIXN 6 DERBY Thot-, 7.
BMWT TOHBRITHEED RXR—A T A4 U NHDOZLIIR 7T DL EBY TH-T=,

-20

NR—2RF A b OELEY
s

T
60 - } o
~1 _—& |
i 1 =
.
0+ 3 5 5
Tes—3
——e
-100 -
T T T T T T T T T T T T
5B ’;;f 0 12 24 36 48 60 72 84 96 108 120 132 144
Rl 12 12 11 12 11 10 9 9 8 8 7 5 4 4

6 R DS IREEDZEALROHER (CL202 3k : FAS, V-HfE + IEHERAE)

15
£ 0-
§ a5 ~ /+ —®
S 30 e "
SRR =
0 |
X 454
b
45-
mEEE 5.7 0 U 18 ) 96 120 144
il 5 7 7 8 5 3 2 1
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#£30 3FILL EICRBLL A EFERFREOZORIERAOFRILRIL (CL202 35k : FAS)

R4 HERES BIVEH
T_RTHOHEEL 100 (12) 75.0 (9)
[SRTRI=P R 58.3 (7) 0 (0)
FEAEBAL M S H 41.7 (5) 33.3 (4)
B 417 (5) 25.0 (3)
gk 33.3 (4) 0 (0)
Mg - 33.3 (4) 0 (0)
P 25.0 (3) 0 (0)
Lkl 25.0 (3) 0 (0)
H &R R 25.0 (3) 0 (0)

FHBEIE% (FEBUIE) . MedDRA/I ver.19.0

%?Etﬁ' TRRO bNehole, EELAEFEERERIL, 461 (WE7 U —BIREMEMRE, FHRISE ST
RS, SHEHRG, RS 16 (SO, 205 b 1 RESTKRERRZ) 1ZRIEM &k s

ﬂf:o &Iq_“qj-lj: :Eof:ﬁ%ﬂ$% th\y) %ﬂfciﬁ)/)fk_o

25
AT 4 SRR IOMg__ T I B A BT a—T 1 7 AR FhAREE



NA ZNH A L NZHONT, BRRBICEHRO H HE(LIZRBO ol

7.5 ¥ESMVE AERER (CTD5.3.5.2.2 : CL203 RBR<20154E 7 B ~20194E3 A >)

MPS VI 2% (BEHBRER 15 6)) ZXRIC, AAZBIRNRES L L 20X, AOERTEY
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a) CL203 BB ANANZ ERARAOFHELLORAMER T THEHlOREESH Y
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#* 32 {2 OPHRFIZI T HADMEFHEE OFfE R (CL203 #R)

AT E B AT A A WL HeERE 2 W3 WA WeBRES BERE6 BB T B8
R—2F A 0.8338 2.6493 4.9027? 2.7890 1.6701 1.3133 1.4408 1.1393
- . 0.4529 1.5046 B 0.8251 0.5236 0.8685 0.3114 0.3761
?ﬂﬁ%f BHBE | T | (a3 (—704) | (688 | (-339) | (~184) | (—670)
g — 0.0934 0.2814 0.7245 0.3289 0.1891 0.1320 0.1924 0.1187
s (—88.8) (—89.4) (—85.2) (—88.2) (—88.7) (—89.9) (—86.6) (—89.6)
N—2F A 0.8104 2.7683 8.1746 9 1.4561 1.4926 1.0507 1.1274 1.2299
. 0.4247 0.6222 0.4041 0.2196 0.6200 0.5962 0.7572
L L N —_—
?ﬂiﬁf BG488 (T | (—718) —722) | (C853) | (—410) | (a7 | (—384)
g — 0.2510 0.5628 0.9046 0.5329 0.4688 0.2542 0.3104 0.3669
ST (—69.0) (—79.7) (—88.9) (—63.4) (—68.6) (—75.8) (—72.5) (—70.2)
HE N 88 85 65 89 90 79 100 9
(cm) B RS ATAT IR 104 935 74 100 102.3 89 115 108
N—ZF A —1.73 —2.72 —6.07 —2.39 —2.36 —1.91 —1.72 —2.41
A . "
FRzZA=T S R FTAT IRE —1.71 —3.58 —4.81 —2.22 —1.84 —2.24 —1.57 —1.97
NR—2F A 10.4 12.7 76 — 10.4 9.2 10.9 10.6
11 76 10 9.9 10.09 105
- o B B
Hfﬁff /54808 (5.8) (—40.2) (—3.8) (7.6) (—7.4) (—0.9)
g 11.3 8.8 7.2 10.3 9.1 9.3 112
AAE AR (8.7) (—30.7) (—5.3) o8 (—1.0) (—1.1) (—14.7) (5.7)
N—2F A 7.9 76 6.4 7 7.8 9 7.6 10.3
76 6.7 7.4 85 6.7 8 11.2
- e o _
Hifﬂ;;ﬁnf; 15481 (—3.8) (—11.8) (5.7) (9.0) (—256) (5.3) (8.7)
P— 6.3 6.97 4.8 7.7 9.7 7.9 8.2 10.9
(—20.3) (—8.3) (—25.0) (10.0) (24.4) (—12.2) (7.9 (5.8)

BERE (R=ATA U PLOEE (%), —  FZ47%L
a) {BHIMIBIT 2 BEHEHN T TOR—2F A V|

ZEMEINZONT, 3HILLEICERD LN FERZ RO ORWEMORBRIIL, £33 DEEY ThH

77,

#33 3BILLEICRE LA ERRLOZORIERAORIURI (CL203 7Bk : FAS)

F44 HEFS BIVEH
TRTOHES 100 (8) 62.5 (5)
FEE 625 (5) 125 (1)
o H 4 50.0 (4) 0 (0)
T 50.0 (4) 12.5 (1)
g - 50.0 (4) 12.5 (1)
ELCES 50.0 (4) 0 (0)
ARG 375 (3) 0 (0)
B 375 (3) 0 (0)
X 375 (3) 0 (0)
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DARKIF G- 24 HIFE TORF DS REDOZEAFEITR 26 DEFBY THY, X—R T A LI L TARA
B 5 24 FRFIZEB W THRICED Uiz, 77 B R XIIAFIE 5RO 48 1 £ CTORY DS IEDOE(LRD

19 KAoREmIIE (i [PE] ) : 95 [44,136] JHR

27
AT 4 SRR IOMg__ T I B A BT a—T 1 7 AR FhAREE




HRIIK O D LB THY ., 7T ARG BILRT DS #E O
DS ARHIP G- BAARZ 1T SR DS JREE M U G- 208 U CHERF S v T2, $£72 . CL301,
CL201 KT CL203 3B, W ONZENO MPS VII 3 Z 5 R0 FE e S 7= B R Td 5 SDG001 7R
DRF DS EDR—AF A D OEERITIR A DOLEBY THY , WTHORBRIZE N THEE 4 1
BETIZ—EDRD RO B, #5 48 % TH 50%LL EORDBHERF STz, S 512, CL301 &
B D & Wik e 1 530 Cdo D CL202 RRICIH VT, [RERICRBICE Y IR DS 3 O Jd 20 Rl L
STz (1¥e6),

(CREREITFED Do T
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ﬁ‘} |
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i . S
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i cdi ot 1057 N=9 N=9 N=6 N=6 N=3 N=3 N=0 N=0 N=0 N=0 N=0 N=0
N=12 N=11 N=12 N=12 N=12 N=11 N=S N=3 N=6_ N=5 N=3 N=3
AR5 T T N e | T T T
0 4 8 12 16 20 24 28 32 36 40 44 48
5 EE
M9 AFIXILTZ7BREGREO 48 HE TORYT DS EEOEROHER (CL301 35k : FAS, FHfE - IEHERR )
7 34 FERRHBICB T DR DSIBEDN—R T 1 b OZELFE (FAS)
CL301 7B CL201 3B CL203 &5 SDG001 A Hr
" R=Z2TA N5 " N—=2AT A Nnb % N—=AT A Nb “ N=Z2TA N5
P e 0 | PP omix o0 | PF| om0 | | oms @)
B4 12 —68.20+9.586 3 —45.57+15.49 8 —60.61+24.464 3 —59.20+13.03
5 24 8 11 —64.36+8.468 3 —63.30+£7.43 7 —57.45+25.742 3 —66.87+13.77
548 18 3 —68.85+8.765 3 —53.90+16.75 7 —58.17+16.915 3 —65.27+23.279
R AR
a) #5528
[FIEEIZ. CL301, CL201, CL203 M U SDGO01 #ikBR DR H CS JRE D R— R T A LD DEAERILE 35

DEBYTHY,

MeEFF S LT,

WTNORERICBNTHHIE 41
TH —EDRDBHEFF STV, SbIZ,

CL202

Wk £ TIZ
ARBRICB W TERIICE Y JRH CS REDOHD AL

50%LL EOWDNFRD B, 5 48

728, MPS VII B Tix, DS KO CS 2 VR TREM A2 LB THEIMML, HS OEINX
RV IEMEENTH D L@ ST 5  (PLoS One 2015; 10: €0138622)

# 35 FEARHBRICBIT DR CSREDR—R T4 b D E (FAS)
CL301 Bk CL201 #Br CL203 #Br SDGO001 &R
w N—=2F A 01 b " NR—=2T A N5 " NR—=RAT AN b " N—=2AF AN
P o o0 | PP om0 | | omex o0 | | om0

#5458 12 —70.55+9.057 3 —55.13%£3.60 8 —67.16+11.63 3 —62.67£6.568
5 248 11 —69.77+10.879 3 —63.47£10.60 7 —68.29+12.26 3 —66.6316.667
5 48 3 —76.22+4.059 3 —44.53+13.03 7 —b58.46+19.26 3 —41.37+38.58%
SR+ R
a) H5 5238
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MPS VII DEERAER IR T 2FHEIC 2V TIE, LT O L S ITRFT L7z, FERE#REE T iX, MPS iZHBW»
THREBETRUOECIZORNRIEERKFO—DOTH Y, MPS OMOFE TIIB HEMEREZ A HED
FELRFMEB LRELTEBINT-REBR L H S (JPediatr 2004; 144: 581-8, Genet Med2006; 8: 465-73) ,
CL301/CL202, CL201 XU SDGO001 RERIZIB\WT, FHEAFIRE Td - IIEFNIZ IS 1T 2 HIEMTE R ORE
Bix, 36 DEEBY Thooz, CL301/CL202 RABRD 2 FilK T CL201 3RERD 1 Hliz W\ TE A iE &
DEENBD bV, BHICO Y ZO8ERHERFI N, SDGO01 BRERD 2 FlicB W\ T, "—RXF A4
VRN LIRS 52 R E TEAERERIIMER S QW . BHMMEROREIIEO L TV RN
B, WHAORIT 7R T0 7T A TOEMBICENTIE, 2 FloBRE CHRREREICEE+ 5 %HENRD
b, 1HIEN—R T A VR T 100% A TRERSHIEFEL TR Y, RELRRABERREDN 35%TH -
7ods, AAIFGBRALIE, 1 B 9 BRf. ATRERER O OB FIREL 720 | LELRT AFRRIRED 26%
WK T L, £, o 1 flITEEOKE XHICEN RO biv, FHereliRpmsic X 2BRELich
BbobPBRELZET H2RMEOBRRLAMERTRETE L TV, REIOZSBELIRE, FHRs 28
BRUIB EMELETH D OO, BEATERTSAE L HEEAEE »LEEMICIET L, EFIE%
X IBRE L RHRFER IR LT,

#36 (AxOEBEICETHMEEONE

CL301/CL202 &% CL201 AR SDG001 Az
wHREES WEBE 8 HRE 12 R 3 whRE 2 WEE 3

PRI i B B Bt g

SE g ] a g | g | E |

Y 32 43 29 2.77 0.62

ﬁg‘é #5248 299 42 289 2.43 0.64
@ %5 48 8@ 3.3 44 32 2.549 0.629

#5120 8 3.69 46 35 - —

a) #5328, b) #5561, o) 5128, d) #5228, ¢ ¥E552H

EEHERE D FEAMIZ DV Tk, MPS OREUC X 69 BTREA OFHliE & L TR S TH Y . MPS Ol
DR xR E LT-BERERBR THLHAVWSLNTWS (T Pediatr 2004; 144: 581-8, Genet Med 2006 8: 465-73
%) 6MWT CTaHliZ 1T o 72, CL301 RERDOAAIER 5 24 BRFIZI1T 5 6MWT TOHITHERED X— 2T A
VIO E (EHE HEERZE) 12343124755m (64)) ThHY ., BITEMO%ELZ R LT, CL202
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BRIZEB T DU TR O TWD Z &0 b, BERTER b 51 Xt & AR 5RO A0 B
T OMRNELZIT O LERD D,

7R2 REHIZONT

HEEE X, LFO XS LT\ 5, MR ER (CL301, CL201, CL203 & Ur CL202 #ER) M
OENERRER (SDGO0L #R) IZH 1T 2 AEFLORKBURIUL, KI7T D LBV Tho7-, £7-, CL301
1 < 1% CL203 FBR DWW 4172 T 3 BiILL E3IE CL201 #5 L < 1% SDGO01 ER DWW T 2 #iLL ki
RBOONTHERRIL, £38D LBV THY, ROLNT-ERFEGT, EXGEKYLZE O/ NLGEK CLuik
12 < Wt SN D94, MPS VII OFERBIE O 4 (IUHIRS) ULEIRD 7 — 7 V4 B B O 1 A
ML ESNRE Ch o7, AFFROBREG T, WTNoORBRTHBARBRE TH -7, 728, SDGO01
RER CTIIAEFLRD SIREGNE 1B (Yl /- WREE I /MR EE % /5 R o /O M4 I P/
1S5 PR BPLIRE RS IREIR) OATH Y . W OFER IR & ORERITEE S,

# 37 FBEARRRICE T 5 HEFROBBIRD (LRI R EMH])

CL301 #kBx CL202 7B CL201 #RBx CL203 #kBx SDGO001 xR

(RFNEE 58 12 ) (12 ) (3 %) (8 1) (3 %)
TRCOGEES 100 (12) 100 (12) 100 (3) 100 (8) 333 (1)
T T ORIEM 66.7 (8) 75.0 (9) 66.7 (2) 62.5 (5) 0 (0)
TS 0 (0) 0 (0) 0 (0) 0 (0) 0 (0)
BELAERS 16.7 (2) 333 (4) 66.7 (2) 37.5 (3) 333 (1)
Grade 3/4 DA EFHG Y 8.3 (1) 25.0 (3) 66.7 (2) 25.0 (2) 0 (0)
BHpIECE - A ERS 0 (0) 0 (0) 0 (0) 0 (0) 0 (0)
B AEUE © 16.7 (2) 83 (1) 0 (0) 125 (1) 0 (0)
IAR? 66.7 (8) 58.3 (7) 0 (0) 50.0 (4) 0 (0)

HEEG% CGEEAIE

a) AEFGOHEIEEIL, CTCAE (verd.0) A L, 1AM EARIC LY i Sz, CTCAE HEE _/\’&Lr‘gu\ﬁi%‘%@ﬁ/\ X, &
e 72 Grade I EIEYE (Grade 1~5 @ 8RB, rhispe BE Wb CEE (AMazd T UIRBRIEL T5HEL), FLLICHEY) ([CHED
TH¥E, HErE iz

b) WESMEARRBR TId, SMQ OMREUE (AIR) X777 4 % o —Fs (R IS T 5HED 95 5, IBREOBGHMG > b5
T1% 4 BER £ TICHEH L= FR THFEE DSERRAOIZ R0 BUE & K L 7= 54, SDG001 3XBR TITIABREE (4y4H) EERRIC X v |y
ENTHERES,

) VESMEIRFRBR TlE. TRBRIED B GBI DI G T 1% 4 Wi % TICRHEL L= A E 4%, SDG001 FHER TIREMEE (HH) EMC X
DT SN EFL,
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738 CL301 B L < 1% CL203 BB DWF 417> T 3 FilLL E XU
CL201 % L < 13 SDGO0L FER D WA T 2 FILA RIS DA E RS (VBT R ENH)

s, CL301 #XBx CL201 7Bk CL203 Bz SDG001 & HR

(CRFI % 515« 12 451) (3 #i) (8 i) (3 %)
b AGE G 41.7 (5) 66.7 (2) 375 (3) 0 (0)
T 25.0 (3) 66.7 (2) 50.0 (4) 0 (0)
A 25.0 (3) 66.7 (2) 50.0 (4) 0 (0)
P 25.0 (3) 66.7 (2) 375 (3) 0 (0)
FEEL 8.3 (1) 333 (1) 62.5 (5) 333 (1)
hE 0 (0) 66.7 (2) 50.0 (4) 0 (0)
RAHR 83 (1) 100 (3) 25.0 (2) 0 (0)
VU R 333 (4) 0 (0) 25.0 (2) 0 (0)
TR A8 0 H 333 (4) 333 (1) 125 (1) 0 (0)
Sl 83 (1) 333 (1) 375 (3) 0 (0)
FB 25.0 (3) 333 (1) 125 (1) 0 (0)
LEFEDS 0 (0) 66.7 (2) 25.0 (2) 333 (1)
ELVES 0 (0) 0 (0) 50.0 (4) 0 (0)
T LV —PEE S 0 (0) 66.7 (2) 125 (1) 0 (0)
TR P I i 0 (0) 66.7 (2) 0 (0) 0 (0)
PRE BN 0 (0) 66.7 (2) 0 (0) 0 (0)

FELEG% (GEBLHIED) . MedDRA/J ver.19.0

CL301RABR Tl AAKIL 77 ARG CIREMMICEND D Z LD, IREMNHIBEZ O EFER
DOFRBURIZ R LR, R3990 LBV THY, 7T v REHE L ARAE 5 CRIRE TH -7,

#39 VTN OWRBRIELGH T 3(FLL RICHEBL L AEFROFEBLRIL
(CL301 3k : Ze e PEfgtT i L)

R4 AL A ARFHI e 51
T_NTHHRE 14.4 (39) 9.5 (79)
|- RGE 1.1 (3) 0.7 (6)
VU e 1.1 (3) 0.6 (5)
BB LA S HY 0.4 (1) 0.5 (4)
i 1.1 (3) 04 (3)
Ik 0.7 (2) 04 (3)
F5 0.7 (2) 04 (3)
T 0 (0) 04 (3)
BT —T VR E AL N H 1L 0 (0) 04 (3)

FEBLE% (FEBUTHE) . MedDRA/ ver.19.0

a) FEILE% : MEEE IR TR L7 BRI - 4 (7 T LR GREOMREIR (A - 4F) : 2.7,
KA R OREII (A - 42) : 83) o [ — MR | i — A B RS EAE B L 7= 5
&, BEROFERLE LT L,

BERAEFZIZONT, WTHORBRICBWTHRIUTD <, MPS VIl OAGHEICELEL, 1F&
Lo ERAFNIFE L ORRBERITEE SN TV LFERTH T, BITER LB S - EE LG EFGIL
CL301 &BRD L5l (7 F 7 4 7 F v —ERBUS) . CL202 3BRD 1 ] GERMZIRE SCREE) KUY CL203 3t
B> 1 (BEEsE) Thom, WP BIEE Lz, #5F I UIERTIEICE > A EFLITED
Lo Tz,

/MR RER (CL301, CL201, CL203 K Of CL202 ikBR) (Z350) DR BB A EH S K OFIVEA
DFEBLRIBUNC DN T, FFEDRFHNCZL < FHLT 2EAITR O b pinoTz,

ﬁ%®$%77t2ﬁu7?bmfi5ﬂ®$ﬁCK%#&%%%/&5%W®¢%ﬁﬂﬁlliw5

[35,38] WH ThHoTo, AFFLRIT 25 GIRD S, SR LOES Ik ﬁotﬁ£$% EAes)
niginoiz, EERAFEFRIL 2 6 (RERIKIE BT, BEOERR RSS2 E 5k ﬁ%@@%
BRI 7 — T VBIEE YY) IR B AL, WL AR & DR REBIRIEE méhto
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1S ORGERGER D DL EVEFRICOWVWT, BI®SE & U CRITEMZS 27 ¢ (ERE 9 1F, JEHEE 18 1)
WA S, EERBEIERIZ M (PR 2k, JEIR, Mgk, #5, BEHREG. SV r4e, BRE
V. MIERERADIEY 3 v 745 1) ISR b,

HEIX, LTO XS 12E 2D, EHNICEINTEEKRR, ST 72707 2528058
ERROFBRNELEEEZ D L %ﬁ#é%%ﬂ%#éﬁ@ﬁ&a%i#ﬁéﬂé;k%m%kﬁn
X, MPS VILIZKT D ARHFNOLZEVETTFA TR E B R D, 7272 L, FIRRBRICIS T D atfdi 3t
RONTNDZ &b, RiER ﬁ%%%%ﬁ%Kﬂ&ﬁﬁ@féﬁ%ﬁ%@W%%ﬁ5M%ﬁ%ék%
%% (IT.RS5  HERGES ORFTFHEIZOWT) OHAZI) , EROFELIZ OV TIE, 7.R.2.1 LTV 7.R.2.2
HIZBWT S bITHRF L,

7.R2.1 WBUE (TF7 4 7% —25L) RUIAR

HEEE T, LTFTO LS IZHII LT\ 5, BRRBRICEIT 2IBBUED ORBLRPLIZ, CL301 35k CTAA
BeHRRC 2 6] (TF7 4 7% —8RUG 2 ). CL203 5ABRC 1 5] (7F 7 4 7F v —8k&) . CL202
AT 1 EERE/RE STE) (ISR DL, W OFR S ARA E OREBERIZEE ST, CL301
RO 1] (7T 7 4 T % —hERIS) KON CL202 3R D 1 4] GERRS /RS ) 3B E AR R L L
THE S 37z, BN SDG001 ikl TIZFRD b o7z, EERAFEHRG L L TG Xz CL301 Bk
D 1ENE, FIAEGE R CPRIFEONT NS GRS TH Y | AR O G-BLG 1 Fr&IC
BlICL V2§ L 72> T Grade 3 DT T 7 4 7F U —kRBUSH R L, KFlOE GRS, A7
oA FEORGIZEVIERITHEA L, RBICARIORSGZHBE L2877 4 7% —HIG DO

FERO BT, AFOEEAZ5E T Lz, CL202 & ERD 1 I Tld. AAlO#&L 186 A HIZRD biv, AH
DG RFIEINTe, YRFELOFKBLEL, RAIOFEKERICHE A Z I VAIICMZ AT B A REEDT
A G21T o7& 2 A, IBBUEDHIRILRD biviehroT,

BRRBRICIB T 57 F 7 4 7% 2 — LSO TARPOFEEURPLIL, CL301 3BT 7 & ARG
(22 B (G PRIE, RIR BSR4 1) . AR GRS 7 61 QEAEOLMAE SN 3 51, AERAZIm
EONR /2 O FEE . AL IERR, RAEIERR, E®CHRA 1 F1) . CL203 3BR T 4 51 (IEJR/ TR, FEEN
[FR AR E I FAKERSRIE . BRSIE, & o FEVERB /SR 45 1 Bil) . CL202 3kBRC 7 il (JEAEALM
MR 2 B, T NERAL ML SR H/EERRS . BB M SR AR IERR . SRS /KR SR s
IBE/ B VER2 9517 5 FEVE R IB/BEIR EB IR BB AUBE, 1 AL I A /A NSO A AR/ BAEAERR . £k
B 1) BB, EN SDG001 B TIXREH e o7, REBBRNEE IR - = FHEI
CL301 R T T b RFEERFD 1 6] (KIR EF) . AAERGREO 56 QEANAMESNFL, £ 2 FEiE.
EANEOLAERE, RAAERR, EEVLRAE 1 1), CL203 3BRD 4 B (RE%a/ T, FEVER R A Fn K T /KR
FIE. BHREYE, £ 5 FEMERB/ZRZ A 1 6)) . CL202 iRBRD 6§ (FEAEBALIMLAE SR 2 B, FEAED

2) TEMNRT 4 v b ) A2 FE#EE)  (PBRER)  (FAAMIR : 2017 45 11 H 15 A ~2020 45 11 A 14 H) 1235\ T, 2020 4F 11
A 14 AAT, HRTHE SN TV AR OREHEASEEER ERRBREHR) 1L 27 Bl L HESA TV S,

23) WEANEEERABRCIE. SMQ OMBEUE (Eik) X7 F7 4 T % o —KIE (R 14+ 2H%0 ) b, IBRIEOR B 6 i
T 4 ERIETICREL L, S S BRI A EEUE & B L2 $5%, SDGO0L BB TILIGBREHE (OMH) [EATIC X 0 K &
NEAEES,

2 YESMERIRIRER T, TABRIE O 5B B AL T 4 BRI E TICREL Lo EHS, SDGO0L 3B CILRBAE L (H4) EAC &
D HIT S U A E R,
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N E SN L/ZERRE | SRS XUE SRR [IZ /B8 IR OB 1% 5 FENE BB BEIR LB K BB ALBE, TEA
HIAL I8 S AR AN EBALAE AR/ BRI . SERRE 4 1 ) Th o7,

WAL, LTO LI E XD, WTHOBKRBRIZE W TH IAR ORBLZ8®ET 2 B Thie A4
VHVENEE G SN TOTED, AFERGICE D IAR T F 7 4 T % U — 2 G TlBUEDORBNED b
TWb, 7T 74 7F =% FRBUEICOWT, @Y AESEICL Y ERRE CTH o722 &, Grade3
PLEOFEGT CLII B TRO LN 1 FIOATHDL Z EEEZEX, ZNHDY A7 | IFFEFHE &)
Wrd 2203, AR ERTIIT 7 4 7 F 20— 2 3 0MEUE &K O IAR OFBUTK L CTHEEZH 9 LER &
V. BSGEIZRBWT, MEERICKT 2@ EEE 21T O LEND D,

7R2.2 GUEELEIZLDE

HEEE L, LFO X 9 ICHA LT\ 5, CL301 BRIV T, 58.3% (7/12 #) IZHIAIREUA N ZRD 5
Nz 1 BIIR—RT A VA D TH D | 6 BITIIARFE 8~32 MBI L 2 o7, &b
24 i ~46 % E TIZHARIEGUR O HURM OWAMERI 23RO BTz, £7o. FURIEHURE LD 5/7 51T
FIPUA R E4v7c, 200D OHBRE TIE, AREAMRE A CHRIHUAR D R S 7o R BR A 25003 R RF A L2 1
I DS 7R <0 RFGUAR OB RN & 2222 HAIMEIEER O B e o Tz,

CL201 5ABR Tld, 2/3 BHIZHIARIEGUARDTRD B, AFIE G 8 O 21 BEIZHME L e o 7ohs, 594
~108 % F TIZHAIEKIURO PR OB 723D 23588 iz, E7o, PIAREGUABED 172 il ¢Hfn

A Sz,

CL203 B TlE, 8 Bl RBIIHIAIEGURIFE D Hit, AHlRE 8~132 HEZICHMEE o7, £, T
AIRPFURBEE D 3/8 il CHRFIHUA I B S 7z,

SDGO001 R Tl 2/3 BUTHIAIEGTUAD TR D Hav, AFlEL: 8 MOV 12 MBIZHMEE 720 | AAIKR S
24 3% F THAIEIURO PR OB 7208013580 D e o 1o, FRIFURITRE & e d o7,

WO R T 72270 77 5 DT, 3 FINCHIAREGANRD bitlz, 1 filld, X=X T A VKR
MOBEMETH Y | o 2 FIIARAIES 6 WK 36 WERICHME L /e olo, WLy LRI S
TRino T,

CL301, CL201, CL202 & UF CL203 #ERIZIS 1T D HIARIEIUAD G R TD IAROFRBLL, HLAIEN
RBEMERFE T 61.1% (11/18 f) . HIAIEHURREMEES T 40.0% (2/5 #1) ICRO L, £7o, HRPUE
DA ER]TO IAR OIEBLT, FRIPUREEIEERE T 72.7% (8/11 F) . HFHLAREMEBEE T 41.7% (5/12 #i)
IZER D BTz, PIARSKFUA K OVHRFIHUA & b 5B T TIAR OFEBLEIS 23 @V ME I 23580 iz 2y, il
BN I s PIARIEFUA R O FIHUAD TAR ORBUZ ZIE T B OV TRt 2 2 L 1IXR
HThDH, LLENDL, HOLNZIAR OFHD 9 B Grade 3 LA EOFESRT, FuARIEKGUR L O FiHL
EONTNHBEORE 1 HICRBROONT-OHRTH Y, YEFERITRI LY BIZEE L2 &, ﬁ%
DEHEHEGE L THEBITRD SN2 o722 LD PUARIEFUR L O RIHUA O A B IR D22 4

ICREREBERIESRNEEZLND,

CL301. CL201, CL202 & UF CL203 #ER D OFAMEMTIC 31T 2 HUARFEHUA D F RO JRH DS Ji#E OHE
B it LAl R, PIARSRPUAO A IR TR DS IREICHHE 2R EITRO T, TRbUROA R
THRBRICRT DS IEICHE 2 BIIBO bR o7, £z, EN SDG001 5k T FFE DR8I
RBOLNRD T, LIEh o> T, JUAREFUA KR O FHUROF EITAR O AN EEL KT S e
BEZbhD,
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L, UUTOXDICHE A D, AFEGRHIOAREGURSL T RIPUR O PEEDN RO DL, PRSI
O gl & b MRS T IAR ORIEIE B mWMEANIZ H - 7228 EFIEDSIRO NS Z LIZNA, @8
LA IAR ITEGI R EEIC LV ERARE Ch o7 2 L 2 BET 5 & Bk R CIIHUAFEEIZ L D LA
PEEDOW B REEITRRD 5TV RWy, £z, JEFIEIIIR b 505, PUREELNAA DA ZIEICR L
THRB DT @%ﬂf%ﬁw MR LTz, 72 L, BUEIRTER ISRV T 5] & e & PSR
*ﬁﬁi)i‘%ﬁ@éﬂf:ﬁa TIXYFMAEOK R ZINET D & & bIT, FUAKRPUREAIC LD ReME N UHES)
PE~ DRI %Lfﬁﬁﬂﬁﬁéﬁgﬁﬁéo

7R3 ERRANCES T R OBRE - ZhRIC OV T

HEEE X, L TFTO X S ICHBH LT\, MPSVILIL, GAG fifE Th D -7/ V7 u =4 —ERKH
LTSIk Z 2T O RIIMEDBIEN 2 T A VY — L Tdh D | MPS O H T & R HIE S E
DENE DD 1-5TH 2D (Orphanet J Rare Dis 2019; 14, 254), MPS VII O E72BFRAT R & LC, RFRHEH
i, WBESE, OESOME, FFIE, BEfiiE, Ka R, MRS, SRMEREEZ S0 EHRERSED
&b, MPSVII BE DL ITAPHENRIK T 10 RIUIFFEINIETITE LR, BEKEDZDIZ4% 1
FLURNIZEIBECT 52 &6 H D (JMed Genet 20116; 53: 403-18) ,

AFBICIBNT, MPS VILISH L THZRIBRESRITKR S TR & SHERTE K OSCRIFIEN T &
NTW5, £z, o MPS VI B ICE MBS S TSN Z 135 DD (J Med Genet
2016;53:403-18) . AOHERARKLOBELCENE N & BROESHBEICITDIERZ L &b, 2
FUOSHENT L7= MPS VII DR E L L CGGRIREN D £ TITIEE > T2,

AET, BIsFHELZ hGUS TH Y . MEP 2 AR Z I L CHIFINICER Y IAE 212, U Y Y —LAIC
%wf&7»7ﬂ:&wtﬁﬁ%m¢_k#%ﬁéﬂéERE%&LT%%LK(BRJA$¥®¥@¢
HIZHoWT) OHEAZZR) , BKRBRIZEBW T, KAIEG%ICRT DS IRENAEIZHEA L, MPS VII ©
i 2 OEFFRIERIZE L CTHOARANIZE G L D UEN R SN, BEMITHARTE CTho7z, ULEXY, R
AL MPS VIL IZK T HIEFRRINIKIC /2 5 LB 2 Hiv, RAIOZNEE - 2hR% TAaZhHE vl i) L3 2%
ZENEY LB X T,

BT, AFI ORI LT, BCKOURA SCE T AR R IER 259 5 0 I Lhe ST L T/
WEEOFEA D DY, AR O AR RAER I )T 2 2D BB U CHEWGE 3 2 HEMEIC OV T, H

R &R T2,

HEEF L, LTDO XL 9 ICHZE LTz, 15~16 @D MPSVII EF /L~ ACRZ hn=F—¥ T 7
7 20 mg/kg & 1 [6] 4 BFEARNE G L7oFER, AT R — F THAR O 2.5%DEERTEENED &
U, BATAZE N OVMEE ORI L V=2 — 1 2B\ T GAG OEMBICHEH L TW\WD B2 b b Milagn
Sl 28 1 DD 235588 BT (Proc Natl Acad Sci USA 2005; 102: 14777-82) , £7-. b MIFRITF 5 ik
RIEIRIT R D/ 2PEIC OV T, CL203 RBRIZISV T Bayley-1 IR ERAED & Fhi U725,
GRS 32 S 7z 2 BIOWT G A a7 OEENED Hitiz, I 52, SDGO0L iR TiL, FiEE
"%b'% OREFREDEIRGEHRIEE & U CRRE v, Bhil K X3R4 2001 X3 Wechsler Intelligence Scale for
Children-Fourth Edition (WISC-1V) % W THEMRA 4 520 L, FIREFE L OIS A B Lz, AAl

?

%)
%

?#WH

D) 1~a2 AR ERG LT HEUBHRAET, RBE. TEIIa=b—ar, RHIIa=r— g, MHED & O ASES O
ICHOWT, A 100 & LTCRET R 7 4 —ANRENSD, 72385, SRER TR 0% EERITEH Shan,
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DG STz 31 & b ARAZ 52 WG LICHRiER, N—A T A1 VI LRIBRED A 27 23R Sz,

PIb ., AR R IR TR 3 2 0 RIIMOFHAMIE H & e TT =2 RO 503, FERIR L ORRIR T
OFRBRAE A B E 2. RAEREIUGET D AT R SN TS B R D, Led> T, KEOIRN
TEIZBWTHCKRD &9 B 217 5 BTN EE R D,

HAEIL, LTO XL SICE 25, MPS VIHFEEREBRTH Y | ARIRITITBIRE R CTIEA N 2IBRIET
WIRIRTH D, Fio, ARNIKBELEBEREZMAT 20O THY . BIKRBRERED O IIAR O —EDOH
PPEITHIE T . BAeMIIFATRETH S ( [TRL AR HOWT] R [TR2 Z&aMEIZHOWT]
DEEZZR) . L7ed> T, MPS VIHIZxHT HIEFEIRK & LT, A2 EREBIGICRIET 2 B8R IEH
0. KEIOBRE « SR E TAaZPEVINAL L3252 LI REREIZRWEE X D,

FR AR SRIE IR I DA BICBI L Tik, MPS VI &5 L~ 7 2 & W 7= JERR R kB sl - > ) T
R BN BERIEMEIX R RN SN D LIXE 0V, E e, PR RIS 2 AR OA
SR IR D TR BN TI Y | APRERARSRELE O AR 2 7RI 3 2 JRIER A LIV TW D ST 5
ZEIIREETH D, LA o T, RIS T U SCESE CHRAPRE SRR IR 2 2h 51 3He L LT
WRWEAEERE T S Z ENHEUTH D,

7R4 ML - HEIZOWT

FEEE 1L, LT XD IZHBA L T D, AREITEEFHELZ hGUS TH Y | MEP AR A I L TAZK
PHBANICER D AE L, U Y Y —ANIZEW TEMEL S CREMEICERE L7 GAG &0t T %
( [BR1 AFEDOFHIEPIZOWT) OHAZM) . filiod MPS (T4 2 ERT 33 M6P 52 4K D HUA
EHD 10~30 [FOMHPIREL 72D L5 RAENEEINTEY, ZOHETHIITEME~DORESE D
fRENIAFNT D EE 2 550 (PLoS One 2010; 5: €12194, Biochem Mol Med 1996; 58: 156-67 4%) . MPS
VIT FE3E H SRR 2 F N2 in vitro 3R CIIAIE D Kyptake 1359 0.25~0.57 ug/mL Toh o722 &
5. ABIOHEIX I~4mgkg BUELFEZ D, SHIZ, MPSVILET /L~ A~D 4mgkg O B-7 V7
1 =X — B HBIEIRNEE G TIE. 25 O CB-7 V7 v =2 —BIEHNRFE D Hi7- Z & (Proc Natl Acad
Sci USA 2008; 105: 2616-21) 75, CL201 iR TIIAKDOHEL 1~4dmgkg & L7, £7o. invitro kR
THIM N DT 2 00 A B st L 7= 5. fthod MPS (2%~ 5 3854013 2~5 H TdH 5 DIZxt L (Protein Expr
Purif 1994: 5;225-32 %) . AT 40 B THH Z & (CTD4.2.2.3.2) 725, o> MPS (1Zxd % HA (I
1[E#eE) X0 B5RMEZ 22 C 2 B 1 EEE L RE L,

CL301 #85R Tl CL201 5ABR D TP EIAEAT G R 2 D AAN D Crnax 13 10.7~18.0 pg/mL T D AFD Kyprake
ZHC BERD Z & R DS BENAH 2 mgkg TIE 40~50%DD 72 572Dk L, 4 mgkg Tl
60%JA 95 Z EMERI S 2 &L ARA 4 mg/kg S 8 ARG ST 3 BIOBRFIZE WO T IAR 2380
DI T=Z EnD, dmgkg & 2 BREIMREHR G L7252 L & L, 2O, FEFMIEE Th 5
— AT A PRI 24 RO JRH DS JREDE(LZRIZONT, X—=R T A L L THEIED
L7z (3226), £7-. [FREICAH] 4 mg/kg & 2 MBI 1 [B#EE & L7ZEWN SDG001 #BRICBWTH, R
DS JREDZEALZRIT DU T CL301 aklik & [FFRE O 338D btz (£ 34), Al 4 mg/kg Z 2 EHIZ 1
Bl 5 L7256 ORI OWTEHFEREEE XD ([TR2 ZaMICOWT) OHEESBM]),

PLbX o, KEIOBRAESFE - AT 1A 4 mg/kg % 2 BRIFERRCRE L35 2 &A%Y & kL
72
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FEREIT, ARBIO Y - HEZ ., 18 4mg/kg % 2 BB CAMEFFET I RE L T2 2 & ICRHEOME
X EZ 5,

7.R5 BUEIRFER ORI BEEIZOWNT

HEEE IS, BLTO X ICHHA LTV D, AFINREEG Sz AARMNEREIIMRD TR TWD Z &)
O, KEIDEE ST BIER 2RI, LR OHZMEL R 25 BT — il Rt A 2 4
%o BEMMIIAAIBIERALMG2 O 8 4EH & L, FRABIRIE, J721%k 9 4FH] (RfREEHE O 1 F /OB
SRR T £ 0) . BIEHIRIE 1L EE 45, ARATIE, BBUERE - IAR, RHIERGROZ 20
BT DMELIEEL, £72, ARMECET 2 FELE LTI, 6MWT, FEIEEARE. FEEEidr, AThE -
IHEE, Doa—FOFRENEL, M TLTETHS.

B, ARG SNTEFBUIMmO TIRONTWD Z & EN DL, BEEMAR 2 & AR 0%t
ROADIERRZNEST 2 2 L 2ERANE L, ARG SR BIER 255 & LTz — il
B LT D & OHFEE DTN FFBORBEIZ RN LB R D,

8. HRIZ & ZARHFBEFICHATT N EERHIAR 2 B A MRS R B OB 0¥
8.1 HEMEBERERRITKT 2848 DHIUT

RS, RSO MWE, ARMER O OMRE TR T 2 B OB KD S KRR G EICIR
T _REEEHIR L CEmIC K 2 EZ FEME Lz, ZORE. &l S ARREERHI SV TR A
AT Z LI DWW T EIT RV S D & BRI L7,

8.2 GCP FEHIFHAME I xt3 2 8% D3l

RSN, RSO MWE, AR OO MR TR T 2 IR OHEIT KD S KRB G EICIR
I~ &gk (CTD5.3.5.2.4) (2% L CGCPHE MG & 2 bl L7, £ ORER, feth S 7R R EEEEH
HANWTHEELITH Z LIZOWTHEIZARN S O & BRI L7,

9. FERE (1) ERFITRIT %G
Rt ST ERN G, A EH O MPSVIHZ T 5 GMEIT R S 4L, RBOBNIE_XT 1 v MEEEE 2
5 EREVEITFFRATREE B2 D, AMEIZMPSVIL kT 280 R &2 WiF9 5 ERTHEHTH Y . MPSVIIIZ
B DHIZREROBRE 2T 2 b0 TH Y, BRNERNOD EEZD,
B ek COMFH A B E 2 CRACIIBEN e LI T & 2358 121%, RHZER L TELZZ 20
EEZD,
Ll E
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FEHE 2

A 3410 H 20 H

& E

[ 52 4] AT T 1 AR EE 10 mg

[— & 4] N2 hp=F—Y TALT7r GEIEFHEIEZ)
[ 5 2] TIHABIE2—TF 4 7 ZkAEHE
[FREEHH H] G243 A 26 H

1. BENE

B & OV D% ORI 2FAOBISIL., LITD LB Tho, i, AEMBHHROFTMZE
B, REBIZOWTOHEMEENLOR LHEICESE | [ERLEFRSRRAIHEEICR T 2 5
HEOFEMICET ] (CFAL204E12 A 25 BfHiF 20 #EE 8 5) OBLEICK Y, 54 Lz,

1.1 FREizHOWT

BT, LLFTO X 91IC%E 272, CL301 RBRICE W TAFIE I L 0 R DS IEOHE 2B 1838
Hiv, [EN SDG00L R & 3w, D EEKFER T & [FFRE OB BRSO bive, £, BIKE
RIZDNT, MWT ZTEEDFED bz, BANCBIT 28I 0TI, BAANEHEAN THEY
TREIC R E REWVIEEEO HT . [EN SDGO01 7R & M AR SRR AR O FLi R 2 H H AR N T b [FlER
DM TH -T2 & MR LTz, U EZEE X, MPS VII 5125 2 AFI O A I I X 5 LR
WL TELIZRARW, 72720, BREEIC T 2 REHFIEIIMRD TR O TWD Z LEn G, SlElkse
#%b 5| & & AKIB GREOANEIC BT DIEBIEETT O LERDH D,

HEE#EICBW T, DL EoOBEOHIEIL, SMAERICK Y FFEnz,

1.2 REMHIZOWNT

BAEIX, LT L 2IZE 2T, MARBREZEICBW RO ONIAEEREEE 2. AFIREGRHZEH
FTAREFRLLT, BBE (TF7 4 F7F v —%GT) KO IAR, FUEEAIC X 5 28ICB L TR
T AT o TR, RRMEICfR D EEME SN 3HS D 2 & 2Rl & TiuUX, KAl ZeMEX
PR ATRE SR L7z, 7o72 L. BRIRRREBRIC IS T 2 MEH B TIRBATWD Z &b, RERGEH
b 5| & AAI LR DR BMEFMEDOIEZIT O LENR B D,

HHEICBWT, SEE LV U TR/ H SN BT, UL EOBEOHIRNII SR ST,
s DEOEIRGE R DR EMEFBIZI N T, FREEROAEFFERN 5 (FFRAL 2 18, Mk, &k
PR A4, BREE VA L1 B Tnsd Z L ziE 2. fERFTBZRICIIFERRROAEEERD
WHLET 7 4 T7F SR OPUARREL & OBMRICIER L CTERIEZIT O LERH 5,
FENEAL DI AE MR DWW T, WA ORI W T —EDOREANBDO bND Z &b, ik
IRFE 2 TR ONE HRINEE 24TV, MBS U CHEREZ R 208X S 5,
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PRI, BRSOV TRLEIRTER b o1 SRS IR 21TV, BEIDIE C CHEEME 2 RErd 5 2 &
EHEEAIRD, HEEEIT TR LT,

1.3 ERRANCEA T R URIEE « 2hRIZDOWT

HHEIX, LN DX 91ICE 2 7o, MPSVIINTZEEREB TH Y | B CIIA R RIGRIET 2V, Fz,
AANIKAB L I-BER 2 M LT 2O TH Y | BRRBRAED D IXAR O —EOF T cE, ©4
PEIXFFABECH D, LA > T MPS VIHIZxET DIEHEIK & LT, AR Z RSG5 &
FiIxdD V., KR OBHE - hFR % [A3ZHERE VI AL L3252 LI REREIZ RV, Zeds, HHXmRg
RIERIT KT 220 R BI LTk, FEREARARBRE & OERR B O W Hic B\ TH | MR aiEedcE
DA REMEZ R T D IRENRHZ LN TN D EHIWTT 5 Z L IZREETH D 2 L d | IRAFSCES T rHfiphit
FIERITH T DR BTN L TRV B 2T EEML 5 Z LN HEYTh 5,

HMH#RIC BN T, UL EOBEO L, FMERICEL Y Frshi,

1.4 R - HEC-OWT

BEAEIX. CL201 3ABRICI\ T 4 mg/kg Tik 2 mgkg & BRI B HIMENRTES Hii=Z & CL301 iABRE:
2BV T 4 mg/kg THRT DS IREE, ERAIEIRE CUEHM 2O H AL, ZaMk EOMEITRIN TV
WZ EEREE X, AR ORI HEICOWT, 1EHRE 1kg H729 4mg ZFEEAHEFHET 5 LBRET D
ZELITARETH D LIl LT,

HEEICIBWT, DL EoBEOKIEIL, HMERICX Y ZFFEnz,

1.5 EERYRI7EHEHE () 1221 T

HAE®HICB VT, FaARE (1) © [7.RE  HERIEH OMFTFHEIZ OV T) OHICBIT 2 ME &)
HMEEND OB RZEE x| BIRFRIZB T A ARKIOEIRG Y A 7 FEEE (£2) 22V T, # 40 1R
TRV FEL AT MG FHARET 5 2 & WONTHE 41 LUK 42 [ RTIBMOE
R AR E), ARSI 29E - RBAONEMD Y R 7 /MRS 2 K95 2 & 23t &
HWr L7,

F 40 EIEEY A7 EHEE () (BT 2 ZeMEREFEE AT 5 HEFH

e e A D s
HERFEINZY 27 BEERWEN Y 2T BERA R H
« Infusion reaction, 77 4 7% - SE R - B SO RN
— %G eI BUE SOk - /ARG
AN B3 A M E
- R 5RO G 30

F 41 EIES) A7 EHEE (R) (BT 2BMOEERZEVEETIRE., AMECHET 2HAE - 5
B OSBIND VA 7 FMuiE g ORf 28
BN 3K b 2 A R RS B APEICBE T D AL - R BND Y 27 f/METEE)
- TR A% A « R A (flH) - IR R AL & 2 it
- R A (EfRE)
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K42 EAREREHEOT T (D)

H 1 R FERE F IR AR OEYBREHOAIER O ZEEERRTT 5,
P HIRAE ST
PO MPS VII
BlLEIH ARG DIHEMBK T E T GRK9ER)

FESEHIEL AR5 S i R

A AT A BEE R, AR OFGARIL, REMEFME (BEFSSE) | AMFHME (R DS A, R4 CS iR
PR FE. 6MWT A4 7 HRESS)

2. WATE

UEOBELME 2, WL, FROKRANEM L LT, ST - HRROME - HRTK
BUTHL LA EHITT 5, A H AR BRI CHE ST B 2 &b AR 10
G AEMIBURIL ISR Ly S CHALE T b BISEICIE S T 5 &I 5,

(%hE « 2]
L3 ZHEE VI

Uik - HE]

WHE, XA hp=F—tY TAT7y (Er#z) & LT, LEHAE 1kg H72 0 4mg % F@ilE s i
ET 5,

[ # 4 1]
1 EELY A7 EHEEZRED B, @UICFEmT L&,
2. [ENTORBIEFDHD TROLNTNWD Z EnD, BERGEE ., FRAH R T o 2% 598 5 2 5t
BICHERBAEREZ T2 2 L1280 . AFOERBFEOEFIFERZBIET 5 & & bic, KA
DEEVER OENEICET 27 — 2 2 BIIINE L, AFI O IEMHICLERELZH D 2 L,

IV
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el

r,}ﬁl

[
Sk

H A

Area under the serum

2B _ 4 =
AUC concentration-time curve ML PR — T R T At
Bruininks-Oseretsky test of motor . BN
BOT-2 oroficiency Bruininks-Oseretsky 18 Bl A £ i A
Bovine spongiform T
BSE encephalopathy AR
cDNA Complementary DNA FA4H DNA
Cmax Maximum serum concentration B e LY R
Common terminology criteria for — e 2
CTCAE adverse events A G S R L
Cr Creatinine V7T F=
CS Chondroitin sulfate oy RaA F Rk
DS Dermatan sulfate T~ X iR
DNA Deoxyribonucleic acid T A% vV AR
ELISA e[fsnszgllme—llnked immunosorbent 235 0 5 0 25 ] v
EPC End of production cells A PERR T AT
ERT Enzyme replacement therapy Pl e e
FAS Full analysis set e K D AT R G4
FOB Functional observational battery HEREB 230 & P E
GAG Glycosaminoglycan gV a7
GEE Generalized estimating equation — AL HE T TR
HCP Host cell protein EEMER ks o 0g
hGUS Human beta-glucuronidase v hB-Ira=F—+F
HS Heparan sulfate ~NT T
IAR Infusion-associated reaction P 5B RO

ICHQ5A (R1) #A K

[ Te FUTEierk 2 o TibE S
oA FT 7 7 —SHEELOD

54 - BERL) A VRGP (2o Ty OFRK 12
2 H 22 BN EESESES 329 )
[#H#A 2 DNA £l 2 S Lic & o3y
S o qem s Sp EAEFEIZ W DA OB TR B
ICHQ5B 5/ A KZ 14 | — (%%7eL) EOSHTIZANCT] CERE 10421 A 6
AT EFES 3 5)
[ TAEMIES (NA 4727 7 aP—itH
IS AR R ESE ) SRS T
ICHQSD 4 KT A4 | — (%472 L) fasLAl ok, PR ORerEfEdT] (2o
W CPRR 1245 7 H 14 BAHT E SRR
%5 873 5)
M6P Mannose 6-phosphate ~ /) —A6-U Uk
MAR Minimum angle of resolution /Ny Bl A
MCB Master cell bank TAH— e RN
MedDRAJ Medica dctonary fo 1SQUI0ONY |\ mpepesans 1 <ol
MID Minimally important difference /N
MPS Mucopolysaccharidosis I I ZPEGE
i
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4-MU 4-Methylumberlliferone 4-AF )Ry 721
4-Methylumberlliferyl-B-D- 4-AF Ny R 72 Y )-B-D-7 V7 1
4-MUG : .
glucuronide =R
6MWT 6-Minute walk test 6 oy A TR R
NZW New Zealand White Za—U—T 2V RAUA b
PedsQL Pediatric quality of life INBOAETEDE
Reversed-phase high performance | . pvp o L _
RP-HPLC liquid chromatography Wik ERR K v~ N 7T 7 4
SD Sprangue-Dawley —
) Sodium dodecy! sulfate o) N s
SDS-PAGE mWmeMuﬂd%MWm&hSmSﬁj77)w7‘h#w@ﬂﬁ@
Size exclusion-high performance bt - .
SE-HPLC liquid chromatography P APERmEE A v~ 7T 7
SMQ Standardised MedDRA queries PERERR TR
WCB Working cell bank T—=% 7 k) N7
B — (%R L) MSTATBUEN EIE G R O H S
_ . BB & DX BINEETXRWEE
IR ~ (L) LS PHRRR IS e
AF — (%R L) A7 T 4 AR FRHER 10 mg
- - A hp=F—F L7 BT

#2)
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