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[ Abstract] Rare diseases are typically characterized by low prevalence, a wide variety, and severe conditions,
most closely related to gene mutations. With the rapid development of biotechnology and artificial intelligence,
advanced therapies such as gene therapy and cell therapy have brought new breakthroughs in the research and
development of drugs for rare diseases. This article systematically reviews 15 orphan drugs approved by the CBER
under the FDA in 2024—2025 from two dimensions: indications and treatment modalities, with a focus on the
application, challenges, and future trends of advanced therapies such as CRISPR-Cas9 gene editing technology and
organoid models in the field of rare disease drug development. Additionally, the current status of China’s rare disease
drug research and development is discussed.
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7 UL 2 T8 R T AR SO LA 2 W A T
o R R — P R E B, (0 WHO A 56 S s
W, 2ERE LI 7 000 2 F0 WL, A2 5.6
{2490, 3 =25 2 000 T3 i), L A5 AT 5 48 £ & 20 7
B, PR, ik e 5 UL FR 2T Inl 8L AT T K Y
ARAS 0 SRR

H AT 45Kk 1 I 58— 1 35 W o SR i, 45 B 5/
by X3 H K R SR R R N BT R
WHO 5% W 22 SR s A8 SN H 0. 65%0 ~
1%0 11 5 995 595 A 5 3R LK 20 DL 28 SCR 8 A6 LR
Z <1/10 000 % < 1/10 000 H 55 A% < 140 000
BRI 5 95 [ 2002 4T 1 A9 5 L 2k 28 ) o = L
i o Ry TE 9 1 BE O RO N B T 20 U B B
WK %2 5 S F 1/2 000 [ AT ] 2 9 52 R 55
LR T R B D L SRR A
JUHR” R H T 3By 12 0 A0 3R 7 4 DL 14 25 )
PR IRILE”

T WL A R AR I R BRI
WIERR PN R B AR S A BR DL R g o R
T 22 PR A5 R AL, 5 LS 245 O B A W R A
E S, BET S RE R KBS AR,

1983 4, SE [ RS i (L2 IL R ), b 5 W 24
W RIT i H ARl 4 e, B O b AR E T 5 L VR O
BRUE . M), 2 EARGE I S A GBI . ARk,
BEE AR BOR N T BE A O R e, 2 UL R T
G IE 28 77 45 TR Z) A8

AR SO I GIE AT vk 28 Y 2 A 4 E X 2024 —
2025 4 & (& FDA T J& A W il i VAl 5 BE 5T O
( Center for Biologics Evaluation and Research, CBER)
HEHE R IILZY BEAT T PR 2047 s 72 RG50S
I CRISPR-Cas9 Jk [A 4 48 i 55 g 48 A1 5 5 i 4 26
o SR E SR A SR BOR AR UL 25 W B K v
AR L R R A 5 R ok 3, I %o e 1 5 L
250 B IR FEAT R, B 78 S T 2 DL 25 )
4 BT PE AT & 4 142 25 T i
1 2024—2025 ££ CBER FJLZ5 & #L#ER

2024—2025 4F, 3¢ [ FDA 76 55 WL 1A I7 45 8 4k
SR R B A O A S A, T TR A 25 W A S B
52 H 0> ( Center for Drug Evaluation and Research,
CDER) it 17 96 FOpr 2y, b 49 3k 13 L2y
Wik, i LRIk 51% , CBER Wb T 1S 3 X 5
DL B S FEIR YT i (LR 1) .

1 2024—2025 4 CBER L HEM IR ILZG

75 WA (R4 B /R p3] FLI AT Al £ B At o B i)

1 exagamglogene autotemcel CRISPR-Cas9 3t [X 4 i £ A FE IR 2 BT v B-3th i B ML Vertex A\ ) 2024/01/16
( Casgevy)

2 lifileucel TIL J7 & HETREGEMn e RORE Tovance 2 7 2024/02/16
( Amtagvi) 925 20 M7 ik

3 afamitresgene autoleucel MAGE-A4 §0Lja) i) TCR-T ¥7 ik JEFILRMBM A0 S W I A R Adaptimmune 23 #]  2024/08/01
(Tecelra) PE AN MLIT v

4 obecabtagene autoleucel CD19 $E1m f) CAR-T ¥7 ik BT RPEEmN R 2 M E A Autolus 24 F) 2024/11/08
(Aucatzyl) TE A AT T

5 lisocabtagene maraleucel CD19 4 ) i) CAR-T J7 ik ETRMNBMNR  BE Xk E Bristol-Myers Squibb  2025/12/04
( Breyanzi) 925 20 M7 ik A H]

6  atidarsagene autotemcel A7 ARSA SEH 8RR ETWMEFRIEME  MLD Orchard /A ] 2024/03/18
(Lenmeldy) H7

7 etuvetidigene autotemcel HEMF WAS LR 918 % B 2k A HTHRFHRMAM K Wiskott-Aldrich 54 4F  Fondazione Telethon 2025/12/09
(Waskyra) [RIY7 % ETS /3 ]

8 fidanacogene elaparvovec-dzkt — #ff FIX FEN ) AAV # (K HTPRERANIE B AN A% Pfizer /&) 2024/04/25
(Beqvez) ¥k

9 eladocagene exuparvovec-tneq 45 DDC F£ [N () AAV 281k HEFWREERANIE  FFER L-ZAERBR  PTC AW 2024/11/13
(Kebilidi) SPIgeS it 5 2 A

10 onasemnogene abeparvovec-brve {747 SMNT FE[H (/) AAV # 1Ak TR TR L SMA Novartis 2\ &) 2025/11/24
(Itvisma) PSP

11 prademagene zamikeracel RVV # &, 31k COL7AI 3P TN F#H AL  RDEB Abeona /A ] 2025/04/28
(Zevaskyn) K7 ik

<4
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X
B s GER A /A % B CUEH A
12 zopapogene imadenovec-drba B B AR AR, ikl HPV 6 B LTk n 3 B R MEMEWEFL KR Precigen 23] 2025/08/14
(Papzimeos ) AL B A DX A A K7 ik IR
B £ 40 D5
13 remestemcel-L-rknd B A I 70 o 3 I A A ANEMEF MY E AEBEYYIE 306 Mesoblast 24 H 2024/12/18
(Ryoncil)
14 omidubicel-onlv 1 1 40 i ANV AT EREE AR Aymmid 2 F 2025/12/08
( Omisirge)
15 revakinagene taroretcel-lwey — SRE AT AR 2 MBI E4]  Neurotech 23 ] 2025/03/05
( Encelto) 155 5K 5

AAV BRI TE s RVV 50 % 93 7 5 SMA - 15 Bl M VL2847 ; MLD 5 Qe VR IR 14 0085 9% AN W s RDEB : Bk 1 35 A B A KO 1k 3% B2 WA A 5 CAR-T 4t 3 PL U2 A T

0 MO G B2 ST ¥ TCR-T - T 20 M3 52 0 T8 T 40 M0 5 TIL - Jib e 3 10 ik L2 240 M

1.1 ERIES

fdi ] Orphanet ks 72 % CBER #E#E ) 15 5 5
VA5 A Wy il it HE AT U6 9T U 43 28, AR AL 24 1Y
NI B e SR 2R | MLV GEA 2 R G
T ORPE FR GEHE TN B RSB o iR I R R 8
P AT & 2024—2025 4 CBER 8 25 3k 4t 5 2 19 9%
i AT, $ 9 3K, I 56% Bl 2 B gE S gk
b 4 3, TP ZR GG L RSB A5 AR 1 3R
1.2 FFTEEBESH

MIF R BR T, CBER #EHER) 1S 3™ il 43
LD R T I BT T SR R T IR kT
PRI i 1) B 2 200 B I 0 L e UK T 200 LR A DA R s 2
MMLITIE S 2K

exagamglogene autotemcel 4 — K % T CRISPR-
Cas9 HE [ 9 4 B AR BIGIT 77 i, 0 A2 BRSO B
i () CRISPR JE[K i 4197 1 7o 2024 4F 1 H, %24
PAFERE FDA 5 Wi, 1 TIRJ7 B-Hb i 3%
I, 12 55 Je UL b AR i 10 f) B-th rh T 2
B R R,

AAV ZIRAN RVV /18 J5 5 2 A 2 R 57 DL 5
BRI BT R BT 77 EAL AAV Ao
Ik 5 000 L XS BRI IR R A, H T E 48 E
13 FORIE Y AAV I TE 58S, B AT B A 2H 208 1m) $4 F
Kb 2N F ik he A fidanacogene elaparvovec-
dzkt J&—F LA AAV S 8 i BE PR Y7 125, J8 ik 3k 5k 2
AEME FLX JEP 9200 P9 TR FIX (5 0, 5 b o 7 2
ARG, SR YT AT o 3 /0 i XU, 3 48 B 17 39 v
A7 H L O, m] 3 HERr 22 19 1 OR300, A B R
BH ZAEWPIIAIT A 73" . eladocagene exupar-
vovec-tneq & — X IK N7 e L-28 FE MR i F2 i (ar-
omatic L-amino acid decarboxylase, AADC) ff] AAV2

BARIED T vk A N DDC JEP ) cDNA Jr Bz
20 i s 2 B0 i 300 55 3 7 5, TR ST AADC
B = 0 B AR L # 8 " . onasemnogene abepar-
vovec-brve S — UM # K TE ST 09 AAVO 3 04 5L [R B
RUF L, HITRYT 2 % UL L SMA B35, il 3t ok
TEAE Sl SMA H AR 4Dy e A S SMNT JEPH L 18
i B AR AL R BN BRI R Be, 5 OAAV AL,
g ) S I DA R . atidarsagene autotemcel 1H
I 18 9 7 AR ARSA JE R — A sk 2 ATy g5
PGB A S e M il 1 5T 57 R R (metachromatic
leukodystrophy , MLD) £ & H & % £ 1Y CD34 " # ifi.
T, AR ARSA 3[R ) 22 35, R8s o il T 40
i o iy 2 R R P, AT S B — YRR VA T 1 K
%“4: . etuvetidigene autotemcel f& Wiskott-Aldrich %
AR B T R PR Y e g R B R A Y CD34 7
T 0T 40 8, A R O BE AR 2 BE IE R R WAS
LR ¥ DL A 20 B A DR A, 28 5 DR A 1Y 40 i
TE S8 5 2 32 TUAh B T 5 [0, DA AR O R Y fe
PERGUR ML /N T BE . RVV #K ] B G A 15 32
PRI 2 S B A 338, B AL AR IR e 4 240 ., i IR L ]
MY, prademagene zamikeracel 5&— 3 H & 40 g A~ 3k
Y73, i R F ARG YF RDEB B F L3 8 1Y
P iZ i B A B A EE RVV % 5o i,
AR COL7AL BEPIF = AEohfgt: VI B A
AR AT RDEB (9 [ B 40 g 5 7 3k
41,2025 4F CBER b4tk i T — Rk T i 25 K
At 5E IR J7 1 zopapogene imadenovec-drba, f T 18 J7
W e SR S N I S RS R DO NS IS S
TR TR 6 BN 11 YAl G SN, J2 1 R 56 [El FDA
HEVE TIRITIXBAE RI25 ) o A T s 2 HL 4 Sk g
Z R A0 I 2SR A BE 0, AH v A g2 1 s TT RE S
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RO A G SN

BT R DRG0 200 I 1% 1) B AR B il
Tk 1T Ay 200 i £ A X 50 i O BT D) RE L AT Y 5 A
P& S, B TS AT 1 S SN, 38 RE TS T Y A
PER S S PR AT . CAR-T Sl 3 s T 40
ML R R G PR Z K, L FE AL M AE R S
PRAR O ) 77 R B 1) e, R SRR A
B SO0 B A PR R AR 3B K AR P RS 1 Y e
Syt obecabtagene autoleucel J&—ZH %! CD19 &
1] CAR-T J7 32, Hl TR 7 S R somEva v B 40 M wif 14
M Ik T4 B 1 1L (acute lymphoblastic leukemia,
ALL) JRAR 83, A 005 B3 i PR R i g ot
CD19 254480, wI A5 #0026 B T 40 it 32 AR 146
A AR 2 R T RO [ I 5 BT A0 S AR
lisocabtagene maraleucel & — 3 H & CD19 ¥ [1] Y
4-1BB CAR-T 4 a7 ¥ , AR H T 36 77 A 10 2 X
R, B TR R R AR T g, fd
RS MR 1 JF A SE MR AR ML 0 TCR-T 5 i £ 9 T
FERCARNG 5 S U M P i T A Z iR A T
2 L, el BB 8% AR S 1 U O B8 i R 4 L s TCR-T
AP H AR RN A0 PN R A AR R R AL, FE ) Y
PR £ F CAR-T, H TCR-T Wi T BB, i
() 2 07 2 IR T 48 CAR-T, 3 Fh U i 2 5 A
BT 45 T b 55 40 M 69 2 0 AR SE T afamit-
resgene autoleucel f&— 3K & K R ot v 9 A S 40 i
PO BR P A R A R R A E BT A 4 (melanoma-
associated antigen A4, MAGE-A4) ¥ [u) T 48 g % 9%
ISPk AR TR YT BRAE 3 52 3 Ak 97 i A n] U) R B
RS VE VT IE R IR LN SR L R R i K R 4
(tumor infiltrating lymphocyte , TIL) J& 7% ¥£ T 5 {4 i
TR UPR 558 TP Y R AR AR A0 L, mT R AR B 89K Bl
AEATL ) 6L 1) -9 I Jieb 6 200 L, AN B S IO T KU A1
1B TIL y& 9740 F T ] U0 B ) b e, o 2803 25 51 9
RS R T A0 M LA KR AR GG T 240 i R, R
I8 Y LA B . lifileucel S — Y P AR T 40 i
Irik , IR T7 AN Al I Bk a3 e B8 1 2R 10 3008 i iR
F AN BRI PR B S o 4 ik

ST A0 R A R — R AR A 2 RO 5%
P IV R G0 8 1) VR AT A B 0 T A0
RO R 2 8 AP, 1 B R 5252 50 40 L Y O R 2D
fig ™. 2024—2025 4F, CBER JL3KHE 2 305 1K 1 48
JHLAL AR il <[] 50 Jo i S5+ 48 i A% AR b remestem-
cel-L-rknd F1 & Ifil + 40 #fd #8 45 7= i omidubicel-onlv,
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remestemcel-L-rknd 2 23X #£ 23£ E FDA it 4 iy ik
T AN M RS AT 125, 1 T G A B e DA DG T £t B
TS AR A B 4 Y A T) 3 B A R, T
BT 2 A H LA b U B8 2 [T Bt xfe v v S M AR A
PIiaE F% 7 . omidubicel-onlv i ¥ # 3 T 4 Bk b
B LS00 1 R BFF 5 35 it 17 ] b S 44 1 200 J % A 7 i
K 1] GamidaCell A7 i) 4 Bk Jie £ A 55 30 AH 20 g %
Y R R A R AN RO

LU EL R (encapsulated cell technology , ECT)
Je— PR 6 97 0%, 8 i 5 N TR ki R A 2R
TUF) A0 M, foff FLad B2 2GR 4 E WA IR S, B i
IERE R ST PN SR e R /D IE AL LB N
o g 200 revakinagene taroretcel-lwey J& — 2 B 5|
T PR AR AR, R ECT i ik BEIR #2875 37
T TR IR L ME 2 B BE R A Y 9K e
( macular telangiectasia, Mac Tel) , /&3 [E FDA H
T E—FKHE ST 2 B Mac Tel 99735
2 RITRELRE KT E
2.1 ERARBEAREFERFPFHRRMENA

5 DR i e g A T A ) 8 A ) SR A T RS Ay HL
FA B PR A, 2 03 5 AR W 2 v ds T Y
Z—o AR T HE TR R BB S SR B Bk
Ji& 78 HAT 925 I DR RAR B0 B Ak 0 B B, B
B AL PR R AT TR
2.1.1 CRISPR-Cas9 J:H i+ AR 2 15 4EH],
Z BRI T HAS LIJF &, b i BRI A
PEFE IR ( zine finger nuclease , ZFNs) %% 5% 18015 57
FE R N 4% 12 I ( transcription activator-like effector nu-
cleases, TALENs) I & CRISPR-Cas9 #%:'” ™', ZFNs
1 TALENSs 3 13 # (1 i #8 v DNA 4%, 1 CRISPR 3%
PR i g AR AR B gy N Y LS T, R AR T
CRISPR {5 2728 gRNA /)N F B i) i 56 1y 371, B AT
Cas K [ 5 56 R 4 A AR X0

2023 4¢ 12 J 8 H, 3 [E FDA & A fit e CRISPR-
Cas9 %t [K] 4 35 JT 7% exagamglogene autotemcel | TJ7,
X =K E FDA it fE R ] CRISPR-Cas9 i [A
G BB R BT VR b A Ak IR 9T U R R R
o TR R T AN M AT A R IR L
BT A0 DNA, LUK B is )L i 28 25 1 (themo-
globin F, HbF) 97 A= o J [A 4 #1 #8 [] BCLITA %k
S ZHE R H ] HDE 977 A4 PR B X 32 T
A G 0 L 7 A R K £ R, B A
1) HbF 2> T4 M £ E S iy R 4R, BH 1k 40 Jfg Ik



Ak, AT 367 4 0 B 40 M 43 s L kA, %
T 2024 45 1 H ARG E FDA $it i H 736 97 H il 4K
e - R B ML

el HUIR IR 3 8 1 UE B FF 22 PE (transthyretin amy-
loidosis, ATTR) j& i 55 2 91 & A % PR R & A
(transthyretin, TTR) 4 1 75 2H 24 v 3% ¥ 1 2 Fr 3,
NTLA-2001 3 i3 A8 5t 44 K i #i ( lipid nanoparticle,
LNP) 328 26 28044, b #5417 8 ] BUW TTR FE 1A 1) gRNA
AL spCas9 B mRNA Fr 41l ik i 2 P , 38 5
WA ML 3% o TTR A9 23697 ATTR, 1207 02 | 4
A i R 3 35 7 /& 9 CRISPR J7 1%, MAGNI-
TUDE I 9] i R4 36 EL A 4L 3 700 41 585
2.1.2 GREGEFG T a B EOR B g
P18 22 4 P S I PR IOE D P A A O T L T X D 284
EBATE) DNA 8B 2 — o Bl X JE P i 5 L
il B AT BFSE N BLUIF R AT AEA 5] DNA XL
S8 T 2L A0 175 0 T S92 I BRI R A I AR — 4K i
PR —— Bl HE G B8 A SE S A A PO o IR S B BOR
WAk T RE Z 11 19 Cas B 11 5 A VE ] T L 5E DNA
£ I 2 Tl , T 52 0T 00 25 A R R L o
T it AR ) i — 2P 4 R T R DR 4 ) 3 S
Hi Cas9 %R N YU i 55 TR Ak 300 e 3% 1 45 1 B Al &5
T8, A B 7F 38 52 BUAT: 28 2 A0 ) e A 4 /N B
SRR X 2 R R kil e A R A 5
B A5 DL S T SE AR B IR T T R

o-1 T AR 1 B = 0 S — s A M 0, I
WILT A G ~ A JAY R AL (E342K) , 7l 5] & ™ &
F14 i S 8 JFF R o BT A X S 5 4 A v R T
T3 58 N DK 3G 587 vk B R RO AN BAE A,
TeAR A 1 JHF RE SR 1697 7 %61 . BEAM-302 2 —
BT HE 6] LNP JE 2 A0 B L 20 4 25 90 , th gRNA il G5
b 3 2 0 25 1 mRNA 21, B 78 2] 1E 20 10 PiZ
R LITIEXS PiZ, AL AT —IRMER A ~ G 91,
[Fi) BN 9 20 2 SO I 25 M 1 R 28 R DR AT & 1 AAT 2R
HERE, AR A EE S IS IE R A
AAT FZHREVE AAT B 7KF, DT Aife R AT AU A s 458
915 8 A L A B )

184 N 2F Bih 9% ( chronic granulomatous disease,
CGD) & — T gt A% P4 4 22 B 9 , e 4 % NADPH 4
ety 5 4 1A B (gp91™” | p22™™ | p40™™  pd7"" |
p67"" K EROS) f 3 M 28 53 fr 8 o e (1A B
PR (9 p47"™ BBE Y COD FE B NCFI S 5
TANBFRRE A R B ST Gori Y IF &
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T A CD34 " 1% i+ 40 fy7 i PM359 3 i 56 ' 4
AR 2] I WU A R Ok, 95 [ FDA € F 2024
AEHEME Prime Medicine X PM359 Fy i 56 1 37 24 |
W, 1/ TG AR 1 2 1] 57 353 v o 4
T Re A 2 42 30 fek FlE K
2.1.3 Atk CRISPR #i K A MEfbyrsk ik T3t
PR 20 2 B SR 2 TR 1 4 2 B | e b e 8 4
T B it o I PR B AR S PSR — I B0 L
B AT AR AR 5t A XU PR 3R DA RGE S SR A e R
R 2 AR I AP F I N TR Rk
PEAT )2 AT A B 2 4 AT R RIRIT TR, N
N-of-1 & iR e Hr A .

P BB R A BB 1 i = RE 2 — R O Y
FE R VA B , S R RIG I, BIL R TR E
ik 50% ,JIF 6 A B ORE H PR R R 35 1) RE O 003 T
Jei AR B L7E A B RS Al 45 0 T I & & AR v L IE fE
G, IR R BN AT 2 0 . 2024 4R Bk L B
B B 5 % T 4 Bk i A4 fb CRISPR 2 (A iR 7 - ©F
5 P B B 2 Xt B L % 35 R 4 A7 000 e DA T 800 58
AR 38 3 T AR I B T 1) d5k [ 3 PR A gRNA, ]
F CRISPR-Cas9 3L A % # # R 51 A gRNA J7 41, &
S CasO [ 5 3K %8 45 {07 4, K5 B 4 1F 3 X 3R
X BRMEBNES T A~k CRISPR H Ay 1T
Tk, Ry 55 WA IR 7 FRE T B iR 42
2.2 BLAAV AHGHNERTEEZERRFPHR
RHENA

I3 B PR LA B FL A R o o M SRR s A L ) B
Al 1% 28 35 A M AZ T B b 3k IR A 3o 58 900 O
L R YA T R BB B sk R AR . BRTE A
22 T S TR 55 1 B A3 O 3 T A [ 9 T T BRI 20 21
(4 5 BRIR YT A0 IR YT 300, B 46 AAV 1895 7 L
BESERe T MORS TR L PRAERTIS N B RO B KGR
AN RS ok 1B TRy €L E A SRR

AAV [H B MR A 20k )2 ) ST R
SR R R LB, B R B YA T A0 B vk
B AAV 1 AR AR 5E B 60 AN SE A AR, P
2 HL I i R ST RE, B ATE ZBLE D 13 Bl i
TR ) I 3 R 2 B O R A 4 4R T A
2017 A E R AAV ZARIR IR LG YT 254 voretigene
neparvovec-rzyl k3¢ [E FDA fityE LIk, HE Bifdit
8 K AAV SLPIVAYT 259, A TR YT 0 . dE
GlobalData il , AAV ¥7 3% 19 2 BR 17 5 4 (B 7£ 2023
FIRE] 15 {23 TT, Bt 2029 40438 223 {2 € T
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PEHARG 2026 F55 35 555 18 £ ‘



Chinese Journal of New Drugs 2026,35(18)

e fE

AAV AT 00 Jk RTT R O IR BE 9 i A3t 1 A £
RIVRIT LS, — I B 2 R Y J& voretigene neparvovec-
zyl IV R 1% 25 T35 97 th RPE6S 2872 515 iy 5t
KA REBBEAE | & 1 5Kk S [E FDA b o 1) MR8 3 IR
PR T g WL IR RPE 41 1 4
TS I HE2H DNA ORI RY AAV LS BR YT B
(4, R 22 i oA 80T 35T B i gt 1% 1 IR 19 1 IR
I B, 0CU-400 & —3ak T 1/ 10 i
R B By AAV 8RB VR TT 259, L TR 7 &
FPE LI 5 A R LCALO Y, HLolE 20 it A% 4 3% 32 1k 5k
NR2E3 1) Iy e V5 3] AAV 8K If 8 ik &
U 8 L 240

AAV I R R o A A/B 24t T
— R ELAT T S VR T SR M 2023 4F [ FDA
It #E valoctocogene roxaparvovec-rovx, i% 24 i AAVS
I3 B AR 26 23k FV A 3G 3L Y7 5, IR 9T R
ATFEMA A H28 56 [E FDA ik A4 46 56 AR A6l
FIAAVS FURIBAE B E . 2022 4F 11 7,
FDA #tifE 7097 B BLIM A AAVS 4 S0 — I
FLR YT 5 etranacogene dezaparvovec, 2024 4F 4 H |
L rAAVrh74var &y # & 19 3% [H 97 % fidanacogene
elaparvovec FR4tt , H FIRY7 h 8 B Y il A 9 LA
g,

AR E FDA HEER) 2 R AAV 2
K % K J7 ¥ S onasemnogene abeparvovec, 1% 2§
AAVY /i SRS 1 B SMA B 5 ] 7 w0,
2023 4F, ¢ [ FDA HtiERILL AAV th74 Sy 48 {4 i) 5
[KJ7 ¥ delandistrogene moxeparvovec f TiGJ7 4 %
B UL E A HLE 35 A B SE ( Duchenne muscular dys-
trophy ,DMD) H % 5% DMD 347 43 5k £ 7 ¢
i, O 3 O P R B . RIK002 I gt
YRR A BROE R 16] £ 1 S SR A UL A R A
(‘amyotrophic lateral sclerosis, ALS) ) AAV EL K&
259, T 2023 4 10 H 4k5E [ FDA £27 /9 I0JL 25 %
FEUIE 36 T T A 2880 ALS |3, B i e 78 1
TP T 1l R X5
2.3 EREBRTEEFRRPNNRRENEA

FEAZAT TR YT 18 DL 2 M7 A0 5 L K R ik, o Bk
e LT 9900 5 L9 A AR 0L T A SR T R
HETC A Z Ml RNA B H ARG 2 IF &, H o a5
I A 72 ASO 1 siRNA P 25 13 4o 72 i 5 i AH
JCH 1A mRNA B iy 20 28 1 B AR A ASO Ol

Cyj‘ 1910
PEHIAR

& 2026 £S5 35 555 18 HY

BABESE A, 38 o iR G X 5 oA mRNA 255, )5 8
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