JEAE G5 AT BOHE T R A S A B
(FEHE S« R L X 2T b Y —F A = ZBORDIEF )
MG T i 5
ERREERAIC I 1 D s TR M AR O T )L 2 ~Fik
B — TR IR FR ST 0D 72 6D DAIFFE

FAEAFTEE NP ESIRCEER 7 — B s REE o 2 — - v — R

MAEER

THE, B MCBWTHURMEDIRN D 7Y REHT57 5 VRt A4 L 2 (AAV) X
7 B —DEEEBAZE S AL, AR iR R 3 D O I AR G O EEA TR BT LK AAV
Ry B —HFIRNEE ST 5 in vivo BIG TIRBEPEMBMICHB I LT D, —F, 2
NN X2 —i3 DERGTH X AWEOEREOHKIC X 24O ORI
B9 2EE] (AT, DZ AT ) ICBWTRE R AEMICEZY L, B, X
7 B —mBHERE RS T D in vive BG TIRFRITBERIE Z N LB ~DOHEik
B IEFEE 2 52 203D 2 E M TE Wz, BE~OEH 72 b N BRE BRI, et
PEIEMALER | B U A5 R IRESBE 28 1 v &~ 3RS — R A LREIZ I O 2 O %G & Gt
TOHVERD D,

AWFZETIL END AAV X7 & —fFERER O & 2 RSk L FERERAE 217\,
ZOWRMEIRE L, VA NARY X —Z AW B GFIRRES OB 2 a4
LRSI T U — ATV, RS AR EEER CoOME L R b L
2o LT, ZNOHRERAEIIC linvivo BIZ TIREDIEY F T —F% L T T NV—T"| %
SEH B FOHRCRER/NEOERIEZ R L, T~ yEE R B R
IS IEER T A 2 A & HANRMRF2NOHE#H & L TRIHT 5 PETH D,

SyHFTEE - PR AR - A

/NEPSE - HESE

[E SR E A ST AR MR Ve R e
H— o X —f

R IR

[E SR E A ST AR MR Ve R e
A —. BRI TE R v 2 — - B

A. BB

AR, B MCBWTHUREOE NS 7 K
EHTHTT REET A VA (AAV) R X
—EHBARE S AL, MR - RS DV
9% DHEERPEIR BT R LK E AAV R ¥ —
Z RN 595 in vivo T In 1R DS FEHREY
W IN TV, —J7, Znb_7 ¥ —|X
AR TR X A OO X 5
LMD SAEMEORRITBIT D35E (BLF, &
VB AT Bl s TR 2 AW
B, FFlo, X7 ¥ —rEEBEICELETD
in vivo 815 IR ITEE IRIK &2 L= s

SOPLEBIIEFE 2 58RI D Z LA TE 2
W, BESOERG 5 N BB,
YR BEFEM AL PRI B U 45 [ IRAE R AN T L &~
FEE R AHRICANY 2 0%t s 2 a4
DMEND D, TI2, EHTSIR2AT O R
BTII N Z ~THEERIZEIG T, %
DANEAL E D> BRI EELL I EE DI %
HMOGENHY . a2 8 AVES (PPE)
LA O WEHE TR A PRI DT D TR
WEFHIT & > TE RGN - FIRRBEHE L
%, LinL, BV ZNTIESOBFEA L)
HAT D BRI A O E e I
BEDOHIROTHE = 2G0T AR
RIpEEL RIZ LR, LoT, EANT
D AAV X7 2 —Z T2 B s FIRE 2 152
0 ZRNIAT O T2 OIIdd % —E O 2R
IH (minimal requirement) ZB7R$ 25 Z & AT
YT, ZOERFHIE ST B TR L HE
M AUTASEIFREE T O 2 — (I B
D KIS LIV DZERI T T 5,



ARFZE T, 1. END AAV X7 % —f
FEBROD & 5 R R 3t U SERERAA 247\,
ZORWMEHREL, £/2, 2. YA NVART X
— % AW BB AHRR RSO T 5
RUEEARICH T U — MRE ATV, R
AR DR COELZ R L, 3. Zh
HERERE R LN T v — NEEORE R
FICHIHIY R (EA77EE . MSATBOEANE
WL RS AR OIS (PMDA)) 2 & D7
PR EBME L, BRI, 4. TRAEOERE
B 72 AAV X7 X —fERICRET 5
minimal requirement ZBHFC L7z [ /L5 ~F
15— AR RS B A 2 R
DVERRZRA D, UL A X v AL, KIER
BRI T D AAV X7 Z — & W2 BB FIRED
WO 72 TR O A7 67 EN TEEFIERD
B & a3 D AN BT b EHE R R
LR0EL,

B. WFZEHE

A1l BRI MR ZEMEE | Sk 5 B T-in
IR E LTCRAIENNTWD 77/ E
A2 (AAV) N7 2 — ik L,
Onasemnogene abeparvovec (V' /L7 A< ®) D
fEAIZBE L CLL T oA CREFEEHHA 2 H
B U7z, REARICBE U Tl N F D oy R E T
FLHl L7, o, Y7 v — hE RIS T
H~TESE— TR RS SRR T A &
VA EAERRT DT AAV X X —& Wiz
BARFIRR A EhE L TV D ERIER 7 faskic
HAEERY , U—F o T N— T ERE LT,
725, BIR IR R A O TSR [FRR D
T — Ml A S LT,

(fr B ~DRLE)

T — MERICER L TR BN K E ER
vH—NO [mPRE AL B OFEMmEE % 572
ML, ZOKREST,

C. WrsERER

T U — N OERINEI, JEFIER, i E T
DOFUT-WER, N GRS, PR R
Wik, BAEEER, BEEMLER, EABER) .
BEAT R VT OERE A Xy THE (&

I, BEOIERSE) THY ., ZOFEMIZE
L CII M 7EE o /Ny <F O fEZ TR L
Too FFRET & Z & & LTI, FEhElcmd T
WIZ working group Z{E 5 fiix 732% < . £ DW
& UTIT R, AR, B, MmaAOIE
Toh Y BN FIRRICEET 2 EZB S
BRI D MEak I 28% & D 7e o de, Trds, YL
FHEZEEAOHARRKERN WG, EELE S,
i AREEEER R EA R T 25602
Do T, BEE AT 2 EA L LT, B
HEE & OB, X 2 v THE FIAE-
V=2 TIERN LT b, D) B A v T
HEONEE LTIE, INAZ~FEO LR
il BEIFEMONEITE, EHROBETT -
ABEEE, ROy (R - FHHR - &)
RENEF BN,

ZL T, IROREREWMIUTE Loz (BR
R 53 (6): 217-224, 2022) 78, FEFEHERS T
Onasemnogene abeparvovec DPFEPEAIZE] L
TIERERREN DT Z LML, 20
72, Thvb AAV ik~ X —% o in
vivo TBAG T IRIE D EREIRHIOTE Y J7 & /Mitd
5728, FI/ NI A 2T D B
BNz L, R 7 fiak 10 4 O/NEFR
=2 Tin vivo BI5 FIREDIED U —F 7
TN—T BT 5 & Lol 7235, GCP
LA —ITEERELTSMLTEY, EED
F Lo L U TITENF PR R v
B — D/ NS A BV LT, ZE T2
B DT =% 7 7 —TREES ., 5%, Y
o H— L ESLEAR R E R E 2 —
2020 AR TIERRL Lo sk st~ = = 7L
DYGET 24 Bl OFERE R FEIIT, L0 FEH
PEORWMER~ =2 7 MEREFT 5 TETH
Do

T v — M L TR s HHA (A A
IR T #6472~  PhRMA, EFPIA. FIRM, /3o
AT 7 Whigas) XL TTATV, BE TR A

a9 33 ALV EEEE, BUE, T4 %
i ThHS,
D. £



AR BIIE, ERD AAV X7 & —{fi H
FRER D &> 2 EIEFERI Ik L FEREFA A 21T\, 2
OIRPAETR L, £70, VA NVAXRT Z—%2H
W2 BAR TIRIR R O B3 & T D SRR
BIHLT o — FREEITO, BLE AR OE
BRI COMEA LT 5 Z & iZd D,

ASBIOMFRNL R A TERZ EF,. INET
DEHGLEITES ZERDTA NV AEHFERY
2 —HRB|DEFM~DEANTH L, T72bH,
S E OB D ARE]—TH 0 | [RIRFICHRD Tk
I REE BN RO B D, £, AKOEW
ThdUANAZLDEENOENIE~D
G B JE P CORE~ DR, FFICH =
~DEGLY 27 OREDN S D, NI, BFIC
B LTI v &~ EE—fEE HERRICHID |
ZOEAERFIT D2 LT DN, 2N E TR
B L7 2 SIS WG RLR T 0 | R RE
TOL R - HERHAH L 2o TN D,

ZDD, B X —TlE 2019 I E K
e« IR PRI ST L & — L IR T T 2
B R AR IS~ = 2 7L — IR
RICHIT D BB X Ao EE RIS
WTC O~v=aT VEABR L, 7272, Ao
T — ML DEERERBEICEI VA==
TN ETRORIEERS>TDHHDHH Y | KFIZ
IE A ICIEE 2 BRARE L TNV W 2 00385 &
ALTWRWE D Ze[BE R L7z, Zh A ER
BEOEMTLET20EHL L ZOFKIZES
BT ZER A BRI 7o B EZ R LTl
ZLETHY ., ZFOMEKE L TIERER—ENHE S
ZOXIEERFTT 2 MENMEEZBER L TV D,

7272 EE SR D L Z TR
FHIRR IR, L E 2 S 2T T 5
OO TREE —FAIZHRET HZ EIFEE LUV,
X o, 4. linvivo B FIBEDEY HU
—X T IN—T | BB L, £ OHR THER
BERA D %fIS 22 5l L RS AL EERI BT S
7z minimal requirement Z{ii /7= L7z~ == 7 /L
FER L CZ EMFELEBZZTNWD, 5%ITAR
U —X 7 TN —T %k L AR A AR
NN DR E L TR LTS 2 &
EHEZTND,

E. #&5E
AWFIETIL, END AAV X7 X —fifi F &5
D> % EIFEFERIT kT U SEREFIA 21T\ 2 Ok
WEHRE L, E VA NVART Z—% H\ &
BRI RS O BRSE & Miat T o BB EIC D
T — MRA ATV RS RE O R
TORELEHBML L7z, £ LT, ZhbHiER%
R Tin vivo BB FIBROED U —F 7
TN—"T"] &35 BiF, O TRER/MED
EAEERGT L, [ v~k — R B
FESHEIE A A & A ] % B AN i
ZMPBIEHE L THEHET O TETH D,

F. RRFEEREHR
2L

G. BFERER
1. BEPRIKPR 53 (6): 217-224, 2022

H. A9 EREO HE - &R
2L



