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AAV Z BIZFHEMHICHWE L2 AAVAR Y =T
X, TANVABREICEG S5 VR ER ATV R
R EEA— N HBIETETIANVAT ) A
LErLL, UEMMICHELHNETHEIETLEL
DB A FET L TOE— 7 —HIDHA AT NT
Wb, AAVARZ ¥ — 12X D flIEA S /- H
BRI, EAlE L CgeiRicidfAarizng,
IYY— AL LTBAICHER S, HEE 2R
FMIZFHBLT 5.

DED X ) hthnr s, AAVARZ ¥ — I3y
REENE L, 1Ho&G TR 5 #8515

HEERGED FE  AAVASA—ELGmE T F 2 X (Splice-switching oligo) B9 FEE
BT GREEFEA) ERZNESE S
@ e
DNA BoNoYg
DODEG
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EEORRANF%F bg/Aﬁ%ﬂﬁ:ﬁ? T UFt R (Gapmer)
o9 (632 S ) siRNA, miRNA
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Table 1 BIARRUBRKRABREREICHD AAVANT Z—HRTREINTVWBELEEFETER (202556 ARTE)
P FEEAERS B3t/
B4 or s P e | R | B = A
B | B e KHGPEE | MLET e | e ()jig ﬁ; P () FDAgxﬂf
j& | Zolgensma® | Novartis | FEEVERRZENE | AAVY | X | &k | 1.1x101 | 2022.8 | IFfEEICLVIEL AT E
@ | SR % | velke 24) ET
b | Elevidys®/ Sarepta TavxlX |AAVrh | i | # Ik | 1.33x101| 2025.3 | NFREEICLVIEL AT
H'l =Lewx® | Therapeutics, | %o Akm 74 W velkg | 2025.6 24) DMD™2 2~
Roche (54 / T4 O L, [
FRAREER (HAS) PRRABRAS 5T
SRR
i | SGT-001 Solid Tav=rX | AAVY | fiA | #lk | 2x10M 12019.11| RTEMEAL, @ | BRERZEL 1D
7S Biosciences | Al Am o velke Hdid, AR ERE | (2020.10 fifER)
] 74— (341) Wb, kb
%f MR A 42
E (14)
AT132 Astellas XM | AAVS | fiA | R | 3.5%10% | 2020.6 | #EFTHERRS - | BBREL R
Pharma |34 5F=275— N vglkg PEF 2%, D% |(2020.12 f#BR)
(Audentes | 3F4/<F— 174) FAsic kDR SE
Therapeutics) (2 4) T s
Hiiin (1 44) CTHETE
1.3x10™ | 2021.9 | AFHEREREEICLY | ABRZEL Ik
velkg BEL(144)
(714)
ADVM-022 | Adverum | BEJRIFPESEEE | AAV2 | R | 1 | 6X101 | 2021.3 | IRNICED KM
Biotechnologies e g D vg (14)
AGTC-401 AGTC FREOGRE | AAV2 | IR | #EEE | 9.6X10' | 2021.9 | SEIMEE, HARED
AGTC-402 S T ve Z4k(3 4)
(OB 14 ITRIBE
D B IR T iR)
PF- Pfizer TavxzX | AAVY9 | A | Bk | 2xX10% | 2021.8 | i VIK T (34)
06939926 RO AR o velkg (55 2 41T %)
74— 2021.12 (1 4) AL IED
(2022.4 f# )
HMI-102 | Homology | Zx==/L7br | AAV | Il | Ak | ARG | 2022.2 | HFHERATO | RBELIED
Medicines JRIE HSC15 N 2L HofE B 5 (2022.6 fiitB)
LB-001 LogicBio |AF/L~u | AAV | Tl | 8k | 5%10% | 2022.2 | AP/ ILAEE | 3BRAZL 110
Therapeutics MLfE W E’fzg) (2022.5 fiBR)
AT845 Astellas | AR | AAVS | i | ik | 6X10% | 2022.6 | RiFMEER = — | REELIED
Pharma ¥ 2] vglkg nAAF—(14) |(2023.1 figk)
(Audentes 24)
Therapeutics)
CRD-TMH | Cure Rare TatzX | AAVY | B | Rk | 1X10 |2022.11 | SPEREDL 5530 JiE f
-001 Disease R A a W vglkg FELOMEIRIZ 8D
T4— - (14)

*1: HEAEHFLNECE S &, %20 Duchenne Muscular Dystrophy: 7 =3 = XU Aba 7 ¢ —

BIwaenEesy ) 74 L LTHIRFSINTEY, 2025
F6H T T8 HAREN e AR SN L 2 L, i
SRR T DN T DY,

L Lads, &4, Rz E0EERAES
AERDZA LILO DT H
No7%E, REMWIBREPRINLHHAPEL TH
% (Table 1). FFIZHRIRNG-OBREIZBWT, 7
PEIBEIZ K B & 2 5N D R RE R E i S,

ROPEDHNTHB Y, K
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7o AR T B O 2 MRl S B 5 A F gt
BE (R IUARREE, SFSFEE~THEE) T, W
FEVEZ S % o HF O BARE I ONC H AR T3¢
BT - EIRBAT R IS T — A & D
DT, AAVARY ¥ —BGOREVEFHGICE T %
BEATE R (BRI H OKREHGEES) O,
W) e MR OAE Y H T bk BT X
7z.

BT 5YVRY D LD

2, WRRBECHEGR LN Z ML, L ER
HRHEAT ) 7200, 20244E12 712 TAAV ARy & — 8
mDOEEFHEOEZ 2] LB LYV RTT L%
Bt L7z (5520 IA%ER - S FIRFEL F2TF MY —
ALV AT YRITAY), RYUVRIIAIIE
WTIE, F9, AAVARZ ¥ =B O RO % 4
PERTAM ZAS 8 L 72 BEE OB MFIZL Y, HHr Db
WZHED W AR OFE DT (AAVAR Y & — 8
m O FAFEE) A & BIFI O BUIR © IWARREHIL, AAVAX
7 & — B0 IEERIR AR I B $ 5 PMDA @
FZHHASEK, BMAEAAVARZ ¥ 8O
FERRIR & A PR RTAR (C BY 3 2 A AT 8 © KHE WK
AAV XY & — 8L O IR IR 2 VR EHM L m) U 7257
ARSI 9 2HU0 MLA I FHHIR). v,
NANVTF A4 ANy T asilBVWT, AAVARY ¥ —
B OREVFHI O 2 EET 5 L THEE R
HMERD (BRI, [R50 RER o E R

‘[ 3, AAV ~RH 4 —B 8 ORI
H

(RO O], [ 20 A, [ AERRLR
DG ERMRANDBAT) X7 |, [HAALY) 22
A, AWM OFE] 27 —<12, 797 Of#%
BB EAR, EREBERZRI THONI:.
AGTIE UEOWY)MADORTEIHI N
[AAVAR Y 7 =8B OREWFHMOE 2 F ] %)ik<
LEELTRETAIEZHMIC, AAOHE 4
W L7z BARIICIE, BEARGRAAVARZ & =850
MR 22 VR B3 2 g OB (R
WK OFY) 2R L72HIC, XAV T 4 AA Y
¥a YT L7 2 D OB TR
55 (ZHHEHIRY, NEFHERS, e RIEMHE
K7, IARRFILY).
KEFEDAAV AR Y & — B O FFERAE & et
MERRO—Bh & R NITFENTH 5.
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