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amyloid B-protein, B-TEMAEE A
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Best-corrected visual acuity, 55 IEAL 7
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Chemistry, Manufacturing, and Controls, fk2%. #ilid F4% i)

CRISPR
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Contract Research Organization, & [F]5E $IWT & HLH
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DMD & | Duchenne Muscular Dystrophy, #tEHLUE 7 A RAE
DOPAC & | 3,4-Dihydroxybenzeneacetic acid, 3,4- 23K LR
EGFR & | Epidermal Growth Factor Receptor, # 7z /4= K4 fitd K 152 44
EMA & | European Medicines Agency, RiiH 24 5 & =
Early Treatment Diabetic Retinopathy Study, 581347 B & 5 40 W FIE 5 A2 A
ETDRS i | i, ETDRS Chartig fEIZH PRI B3, T2 T IR &
H I 1EAG
FDA & | Food and Drug Administration, 3% [E € i 24 5 W B8 2 )5
FIrstinCles | g | sz i €125
FTD i | Fast Track Designation, 3£ 2 i B R () PRt s e A e
GA1 g | Glutaricacidemia Type 1, /& R If5E 1%
GABA E | Gamma-aminobutyric acid, v -Z&#t T
GAD & | Glutamic Acid Decarboxylase, 7% 12/l 2 iy
GBA E | Glucosylceramidase beta 1 Gene, %%t & IEEEE B 1, NFRGBAL
GCase & | Glucocerebrosidase, 7% Hi b 17 it
GCDH & | Glutaryl-CoA Dehydrogenase, % M4 EE AN &
GD & | Gaucher Disease,
Glial cell derived neurotrophic factor, & 4ifIE L2 E FRE T, & —4
GDNF i | O TG fikopl3.2/f 15K . GDNFIEMEA KRG H i M 6, JLIHZ
TERRZ TUIAEAT . ORI D RESERE 7 T
GMPICGMP | 4 Good Manufacturing Practice, £ &2/ i &4 B E; current Good
| Manufacturing Practice, FIAT 245 A2 7= o B B3
GOl g | Gene of Interest, H %[
gRNA g | guide RNA, /N FRNA (single guide RNA, sgRNA)
5-HIAA & | 5-Hydroxyindole-3-acetic acid, 5-¥%3L5| %k 2, %
HVA & | Homovanillic acid, =5, N A4-F25E-3- AR LR
In vivo s In vivo Chimeric Antigen Receptor T-cell Therapy, 44 P k&4 S5 32 AR T4H i
CAR-T U T
IND § | Investigational New Drug, #7241l AR 56 H i
ITR & | Inverted Terminal Repeat, [ |7 i 5 & JF 5]
LNP & | Lipid Nanoparticle, JigJ5i 44k ks
logMAR o Logarithm of the Minimum Angle of Resolution, /N> #EfAxt %, & —Fh

DR FIbRHEA T, el DN BOR BRI R AR U 7 B s BT
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IR /INA B 3 R

Lentivirus, 877, WHISIRRR—F, FERHNUERNA, BHATZ

<}
-V | o, B A 2L A R
MAO & | Monoamine oxidase, %A 1L
MRNA | Messenger RNA, & iZHii% IR
NDA & | New Drug Application, 24 b i HiE
NHS & | National Health Service, & [ [E 5 By7 ik 5514 &
.. | National Institute for Health and Care Excellence, %[ [E 5 P4 Sk 1k
NICE I e
W 5E P
NLS & | Nuclear localization sequence, 1% &5 %
.. | National Medical Products Administration, F 4 A\ R A [ 52 24 i B
NMPA fi
H &
OoDD f& | Orphan Drug Designation, 3% [ £ & 24 i B & B R 90 L2 e
PAM s Protospacer adjacent motif, CRISPR-Cas % 4t "1 T #EDNAK i [ 55 45 #4)
U FEB, P CRISPR B S5 I HE I 5 1
PD/PD-GB TbIWMMﬁMMM&Wﬁﬁﬁ,gﬁﬁﬁﬁﬁmﬁﬁﬁﬂ®GWW%mﬂ
A SRS
PEG & | Polyethylene glycol, %2 —F#
PMDA & | Pharmaceuticals and Medical Devices Agency, H A<24 /i 97 2 tisr ALK
Process Performance Qualification, T.Z%:ilF; Continued Process Verification,
<o}
PPICPV' | ¥ | T ik
PRIME § | Priority Medicines, K24 & & 2 = 1R S 259 11K
PSC & | Pluripotent Stem Cell, £ GET-410
QA/QC g | Quality Assurance, = f#ilF; Quality Control, Jii & 4%
Rep/Cap/ii ” Replication and Capsid Plasmid, EZLINEENHRALHR I EH] (rep) FIAK5E
Hr T EA (cap) G
NP » Ribonucleoprotein particle, #%#it% & ERikL, ZRNASRNAZ G EH
" | (RBPs) EHINE G-
RP & | Retinitis Pigmentosa, A [ k{0 & A8 P
.. | Rare Pediatric Disease Designation, 3% [ it 2 i I B B 2 R 19 28 0L LRHE
RPDD E =T I
WIAE
RV E | Retrovirus, Wi siEs, —PIRNAJEEE, 2 H T/ 240 sk
siRNA & | Small Interfering RNA, /N FHRNA
SMA & | Spinal Muscular Atrophy, & EaPENLZ 400
SNc & | Substantia nigra compact, H i 2 5 350 5
TALENSs & | Transcription activator-like effector nuclease, %% &0 L 25N R T-4% B T
TaUE » Tau protein, —FMEMHKED, |20 Mm THIRMERAY, HTT4EEF
= R R T A AT A
TCR-T g | T Cell Receptor-Engineered T Cell Therapy, T4HMU 324k TREALTYH HI7 2
TIL & | Tumor-Infiltrating Lymphocytes, fi#J87 15 i bk (40 i 77 3%
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UCAR-T

Universal Chimeric Antigen Receptor T-cell Therapy, & 2 & iR ZAKT
YHHR I TT I

Vg

Vector Genomes, i 75 4k [X1 2H #% D1 %%

ZFNs

Zinc finger nucleases, ¢ 1EA% M 1% FR K

13 OFF ” / 13
ON ”»

KT, Fa0A AR B E KN 22 e 22 B 38259 i th B i) 24 3 50
PR, “RW” FERIOVEFFRRLIBAEE. 2348, “IHH”
W HRIRIE NI, AR ERE . BB SERERi 2%, w LA Wis s

5-HTP

5-hydroxytryptophan, 5-#23& (05 ik

CRENAEY)

Living drugs, XHFRERIZGVINGZ), TR&EMECEY). 400, HH S
Wity
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ERRHEINE (FTD) , T 2026 4F 1 H 343 FDA & T HIIULZ BN E (ODD) .
(3) VGM-RO2b £ X [ =R IUAE 124 (GA 1D 67 [193E REAE IE 7R VIR IR,
% AT 2022 4F 5 H A 313 FDA 4% THIA0 L2 %% A€ (ODD) A WL LR

PRIAE (RPDD) #H%.

FEMRBFRIE,  (4) VGR-RO1 H TRI7 45 AR I EAE P (BCD) i MAE )
NGRS T 2025 4F 3 A5, TilihT 2026 458 NDA. VGR-RO1
H A& “First-in-Class” 775 /1, A EBAEERE MR T BCD 67 44,
L5 A3k A3 CDE R IEIT fh A E - FDA II0LZ5 % #A 2 (ODD) LK EMA
BTk difnileE (PRIME) , HO#9IN CDE (LUERE O 7 LB
2P R A AT R C “SeZibRI” O ) Wl Ime .

B Ll PRIR P BOE 2o, 2w A 2RI R B I 2E D S5 L6 T
P E AL T IR R AT T IND HR SRR YRR PRI Beo R, BEXi %06 7
BRI R WAL =GR, RAT AMIEE T BL VIHIYIY S 7= AAV 4751k R
IR A SEEART 6, R FRAR™ b A7 AR o

BEAh, BeAT N Se2E R 5 406 77 [ DAL AR S Sod R AT 2 4E 4 Ry (1)
CITHET T, A FPRE ARSI AR 12T FE T B AL, FRTHRIE S IR 414
WP BE L, N BT R tRE A B Se Shat, RN R 5 B /X
Ry IR AR, BOLRIREIT L, TP IR R, (2) 32Ty
T, w5 TR R R 2R B o Fy 7 A B 7 SR BB SO T 3, B il vk Ak
DR 77 b KT RS A Ge 2 w2 T A8 e oF & s 3 — D5l S E
E KR FAEREOREE . 2~ m 2 BRI 5 & 1F, #Esl s 2 oSkt
&, PR B AET R EEE . (3) &M, Ak
FERRHESDBE G777 A AE BRSG A AR R 5K BT, T8 KBk, AR B Ak [ 5K
e MU = PR R STA BE 0 SEIL i B B KA

SN SR )T JE T et T 25 b, ARERE I AL S RS R 24
IR FE, J& 244 LR 2GS K B et o X B2 Rl 1 AR IR OB R BOR
R, KRB BETE 8IE . et BN DRE. M LRESEHEOR, 2408 7 ainia
JrEa, Bef MARAS BB BOmHERE , SB— T TRED AT VA sl 42 R RUCR
XA 3 G B AR A R AE K AEAA I RTINS S B RS I e I 9 BN B o
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FRZATAE, AR RIS
2. BIFrBER

MAEEREAR R i, K 5 4R TT R DEARE R DB PR il Tk
BREE Y —R&ih, BUAFETiL L SRR kZ 8, B SRR
MUSIANREE AW, X LRI R M A . St SR W RO 20 i T RE S5 8R4 T M B 01
T abak, I R B R IR AR RKIRIT I (W DNA. YR 24
ROk AL AT ZH Y, rAAV BURISIEHER N H T4 R, LNP ik R
B EORWE 7 = e gmi, PRI I H 48 2 32 DR g o T L o) 2 8] 2 sl 4 R A8
AT REHE AT ) AR A it s DU P2 e 20 i B AR B ol e A2 A2 S R K T 4
TR SRR, OREE IR S A% AR MR SR AE I ORI R ML AL B B R 4% AT S 41
AITBCR G RE ST o FORIAAT AT — 4R, 35 0] R SR 27 i R RS D A L
WD) SCBME . R, SeibiayT 2 AR 05 7], A H IR THES)
PR R VR L, TR RS R o LIRS AR EART & .

KAT N B LR ED i E E A D EOR IR St 4, U0 THEE R “ %
Tk — R — AR — A7 e B AR AR A R . BT B LA BT o
S RN E BRI . FAEBEONIE A PO SR L
ARG R, TUBEEE S IR TT 7= i BT B R B A = R 4 i I RRat
HIBCRIER GG W R, ARSI T KB Z BRI S P FIH AR K 5
HIRITH, SEEL T BT BORF & 5025 B L FD KR, Ml & K4
B EBARER . ®MEHAT, A7 LNP 1 AaCas12b™™ &3 R CSLHLAE In vivo
CAR-T. TIL. UCAR-T. [R5 v S5 U AR SMR AL, 22w JRE R X AR PF
AIHZAL,  SEREE  E e T A R SR . BRI

(1) AR

383K AR 9 SEILR I ik B 2 4 ey 2006 36 2 #E A0 MO PR S i TR, ARIEESL T
ViVec®AAV Jji BB AR H3% T & 5 VILNP® g 9K RLidE B AR & W% O AR 3
2, ZUHEFRBUBEA I ET LR IBIANER . et SRR, B A
PR AT RS R R

br bR O S 1ENMA 24, LNPAE SR MBI X IR IS 0 T 1% 0 i 4
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A, IEAE RO AP B 245 U A% Lo IEBOR 2 —, N I IR B 7 i L IR e
INZIREY) . AR A ZEBNGYT « AHMIR T SO BRIE, RN AR P AR R A A I
A& EEIFRMM. AFKIE VILNP IR R PUKRLE AR & ik I3k
FHAEIRE BRI BT TR L52715. %70 TAERAIEIERR . A
U R 2 A R AT Ik S U5 T AR B FE B e AT, Bl A ise e .
[FJ B 23 7 RSEAT R 1 BFAE L/ s 4B A IR AR . 28 W] A RO AT IR A 2
BROTEME « B Yo LA RSO AU In vivo CAR-T VR 1 . PR RNA
SERHR YT AT T %

(2) GiiHBoR

NEDR 5|k A ERE B T /AL s SR B )5 4R AaCas12b
TR T 22 ZREMK TREMRA, T2 T R & S2bs B A AT 1 5
AaCas 126 G B4 AR AR 7 %€ o 28 FILEAS B8 FE R ARG IS0 D) ke vk vy Stk 1,
WIS P A S AR R T SR A s, A SR AR TS YA i I SRR R E T
1% P 8 R0 AT 1 o B AR R TARMEARAL IS . AaCas126™™ grii i AR LI
IR HZ 5N (RNP EEWEL LNP IBIAA R T) R T 12 MIER, &
FH T Rl o S Rk R4 56 2 B I 550, s w) BRIV 97 R0 TR At B 7= i 1)
FERFIR AMEEARIZAL G ARSI T R BEEAR ST

Cas12b &4k Cas9. Cas12a Z J5 AR ) 55 =2 =y 80 AL sh W 5 R i T AL
] AaCas12b™™ 4l R G0 2 A& ORI SOE R, Y 7E N T S 78 5 2 295
HRIT U, TR o BRI B B R AR o 0 0 A AR AT I A5 A
Ao oy HE R G BB R AT RS AR 2R A BT CE IR . G S A ) 3 i Y
TIL. UCAR-T & GHa 7 FIFR; 77 5

AR BT R, A7 OIS iR e, <3
PR30 1A R R B 0 00 50—l 1 L L S
FOII, H3 2024 41 ATMP SEHEATT P 5 2L 45705, AR B S
ARV AT RIS R Jelh T B S, SRR3R R St V67 7 ML R
RRIE.
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(=) FE~RER

1. &%

RAT NAET = i 2R 45 T RE DRIYR 97 7 S AN Al B YA 7 72 o » 50073 A8 o 1
2 RGNS, Sl T MBI BR AT MR I B . A F BT
BT s it — i — A BT R R, RokAE
R A R M MR i L NG T SE VAT P R B E AT R BB H
AT B LR EBENE RS, BIE SRR, BARER R
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5 BX R
T AR, & FFikER EE A B JEUNES i R AT IND e - NDA P B
-]
VGR-RO1  HEMHs# SS40M BT * k AQ
whs e
VGOPp-Ex06 fmByfik itk Al T B )
o
FEEL-RAM A ESRZ kA A
A (k) =
VGN-R09b M 573k -
®
BAE A AR (RE) A s
<
VoMo BHAK Aidasl s @
el A 4 & ® Ik A
vonash £k A ®
e F AR GBALE % 1 4i 4 f77
-
VGN-R13 R Ak i/t b R B )
VGN-C801 Mk B/ i B )
Voo ik AAVEA LR 8 FT R 204 2 B
AVGT-I01 W7k AAVH AR MME A REED 5%
VON-CB0Z AHAK ARSI B
VGIM-Ex04 MMy ik B F i sk B ]
e
VGB-E09  BM ik ki /5K R )

@ * xsuseins x ity o4 FULHAK (ODD) A HEREEFHEAK (FID) A FLILRHLE (RPDD) @ @& st iisil & (PRIME)
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2. FELEHELR

(1) VGN-R09b
DGRl A

VGN-RO9b &2 F] H WA — e AL R 77 B ik -2 R IR i 2
(AADC) ik Z AE3E NAE AR AT PRSI B 1 A <2 AR 0 38 S E [R] IS AE T A 2 X 7
JYr . Ho

VGN-R09b F 697 AADC SR Z 0 id MAE A I I AR e 2T 2025 4F 7 H
SERCERE NG, FET 2025 4F 11 A 4% CDE GINRBHEIRTT Whifh, 7 H 35458 FDA
T W) LEHERILE (RPDD) #H%, 2026 4F 1 H3k4#3 FDA AIULZ BN
€ (ODD) o iz it T 2026 FEHA T EF 25 B HiE (NDA) , [Fif it
55 [ FDA VA58 7™ 78 36 [ T 3 )RR BT

VGN-RO9b FH T-¥677 T A M <6 AR 1 S2AE 1) /IO RIS T 2025 4F 9
HEBEENA, RRIREA P RF DAL IND B f06 7 R A <5 AR
FRIBERIVE T 7 i, A2 FR A S e N I PRI B P FH TV 97 A1 40 s (1 B R v
JE77 b T T 2025 4F 6 H 315 FDA 2 FHUS BB %A% (FTD) , i
T 2026 N 24 5 Bl E A IR .

2) YERNLEE
(MAADC #kt = iE

F5 A L2 KR I PR B Bk = iE (Aromatic L-amino Acid Decarboxylase
Deficiency, AADC @l = fE/AADCD) J&—Fp 2 LG 5-5 (i G i i R i (1Y)
Qett R PR AR, T M ITE R LIS L, B WIRER S K IR 4% . IR
NG RANLEK JIIERT . AADCD Y5 T2t 75 & ik L-2 FE IR it AR 8 (AADC) ) DDC
FE PAAAEBURERAE, T AADC &5l L g2 I (L-DOPA) 1 5-F2H: 0
iR (5-HTP) 4 BITE 28 i %2 LA S-32 (i iR . AADC 2T 2 M
HE KT [ PR A AR T8 1 19X 286 v ) D BT 4, ATt 7 i 2 S L ik A
B FIRFR XM RIE . T AR E FIREME LRR e R
SEMRTE R ) 1 G FIREAR o (R, AADC [RIERGFEI T 48 HI 58 B A R G0 1E 4
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INFNATZ B B I B R 2B R A . T AADC Sk ZFE B # A M E S
KEIBLE, BUEHTCE R 5 ) L2 R 56 ARUITE 8l BLRR AR, G 78 A bl Sk R Al
SHEGE RS, B IE o ML I RS AN 5 1k, R A A AT A I AT
) S

GDNF £ [ — P 2278 75 51, ARG I SOR AR R o i P 22 B R 5-HT
(PR H R4S 774 DOPAC. HVA #1 HIAA) °. iiid rAAV i#i% GDNF %[
FIAM) GDNF 28 [, REWS S 08I0 A\ i h 22 EL G RE A4 J0 Y AADC 2: [ (1 3R,
I3 9k 2 TGS B AT 3B I AR AS

VGN-RO9b 3@ L IMIE AL 9 B PRAH SR BE (rAAVY) Jyaifk, 8 —ikikar
RARSEAZ, PRI 45 24 S B0 ) 58 o a8 i PN 3 4 . VGN-RO9b V& 14 e 73 i3E N
VESTEB AN X A 2 4B, F4mtiS N AADC F1 GDNF 25 H i DNA 5\ 34 41,
FReL KB Re ) AADC F1 GDNF 2 H. VGN-R09b Fik ¥ AADC & H 7l LUK
POV 7o e 22 T v OB PR A 1 2 e, AT 28 40 i 1A VR 23 WA AT L R T8 281 5 fh )
B, HBEEAAN 2 BT TGS 23 T RE:  [FI#RIA 1) GDNF AR
I HAF S IR WA R A, T — D3 5 2 O i i 1) D e o

@R LM AR

JEUR VEM 4 7%9% (Parkinson’s disease, PD) & —Fh#h&iBITEiZE)Elg, %
PAKEIZ B AARIZ BN T BE A FIRR FE B2, & PR IRAT MR P 35 — K I
Pl . PD 1 EZRERE BT R EUH T (SNe) 112 R AR 42 7T ™ AR AT
AR, AT BILCIRAR I 2 LG (DA 1148 SR AL R 2 52 I SR
TR 2 B REOR I 380, (HSEhr RIESAF e Ab 2 i & A, B A
Je B 5 22 B3 SNe AL B B AE . PD B F ™ HAL AL I8 5 DA M4
TUHkZ R ARG, 1T 18 ) B 5 PR e PR ILAE AT Hh BLAE o BRI R 10 5 4, #E R4
70~80% 12K H SN #4578 [ SUIR A4 e % (R 4R 282 S IC 2 2R 5 A4 H R

VGN-RO9b 38 I SUIR A Fe % 5 1907 LB A AR el 42 R ST IRIE , K g i
AADC H1 GDNF £ [ [ [A [F) 20 Je N < R JE 8 I e SRR 3 e, E

% Helman G, Pappa MB, Pearl PL. Widening Phenotypic Spectrum of AADC Deficiency, a Disorder of Dopamine
and Serotonin Synthesis. JIMD Rep. 2014;17:23-27.

% Gantner CW, de Luzy IR, Kauhausen JA, et al. Viral Delivery of GDNF Promotes Functional Integration of Human
Stem Cell Grafts in Parkinson's Disease. Cell Stem Cell. 2020;26(4):511-526.€5.
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Horp Rk I H Th g AADC A GDNF £ . AADC 5 12 2 I & 1 S B
FESUIRAGRIL N IRIER A B T e e 2 iR et v 2 i, e IRFT e di i
IR WAL RETBCE RARIET B, 7T 2% PD 3% i3s3 IR . GDNF £ 2 —
Az MMy IERKER, BEEE SR BRSNS, BEHTZ
E R E A 2 7T I SRAMACA , R4 A S o 4 AR ] T A/ i 98 L 25 e 2 DR A
Flo BEIE, VGN-RO9b A5 [0 SCHLAE [t 28 77 5 1 0 2 L g & IR, A
WAL VEH SR JEUR I 8 < AR I B AR AT, AESE S PR HERZ IR RIS, Tk 316 2%
b I AEAR AR

VGN-R09b 1EFHLH ER
L AADC
AADC Al
2 Az
> %ﬁg; g o\ ® DOPA
5. 1Ho% 3C L oY
o) = W = 7 - A
GDNF .
G
VGN-R09b SURIAESHALS RLEMES 141022 BEIKFE EEFIRITIERE

BERpEE

3) I IARH 5 S it i Tt 175

N EEFERNVE YT = LI E s R R RIARES Bt SeR R =R L
ZARAE AL R RN A EE A R EE A B, B SO P ) e e
FIWI A RO, FEPE HEE = 53 NP I R B

BEARPERHHPEZEH, VGN-RO9 HTIEIT AADC i = i & MAE G
RIRES O 52 i TR R 9T, T 2025 4F 7 A 52 I I R E6 B N4,

VGN-RO9b £15%6F [ & M A 4 AR5 38 NAE PR s PR ES: 22T 2025 45 9 A 58 1% /1T
BAG PRARIS BB N4, FiitT 2026 £ T 48 3 2 [E P9 I I PR 06

FARIG RS T DL T

TR o | BBH | moig | BOA ‘ —
e 1E SORE 1 FiLs e R4 K RERE
ORI VON-ROSD 72 | T L

AADC CTR20241 | 2024-0 | FEJ5 & I -2 LRI ARy T

T gz | VIV gag 5-28 | (AADC) tZJi i %4 ﬁfﬁ%iﬁ%ﬁk
PERIA RO I PR AE 7 B;E;ﬁ A
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1 W, b /\
nE e | B2T | mwe | ENCE AR RIS
R DET BRI T VGN-ROSD 7E | BT, 52k
Wi | | SRP0R2 | 2P0 e g O, %% | UL 26
i PERUATRCPE I VUSRS | Bl

O AADC & Z iE 1E MRE I R AR L6 I

VGN-RO09b %1% AADC B = fiF i M JE ) CTR20241839 I AR 128 46 (/I s PR
W, VI B

WiE PN 5eAZ N7 4T VGN-RO9b 7 5 & 05 7 ik L-Z R AR EE (AADC) $t=
” i B R ) 22 A MR RN RO B I R AE 9T
iy CTR20241839
WHIE | L IR RRERAEE | smamAy [ S
LEA M LHARYER: 14 VGN-RO9b 697 AADC ik Z 5E ) LB 2. W1 2ok
HEHM B $Ff5 VGN-RO9b 7597 AADC it = fiE )L 28 F A 240
I HHRY B
HZ5J5 52 W 2 A 4k, B ARFESE (AE) MmEARFM
(SAE) IREZRMM™EFEE (CTCAE v5.0) MAEGRIE. AT, 5
I8 = A A 25 AR
WL M #)5 52 B 24 AR IZEh A B R CGREfEs]. Jorsk. SRR
VENL. SR RATE) BRI E L .
LA B :
FZjja 52 Rl 24 ARS8k & BN Gk, shors, SRR
VAL SCHRE RATRE) IR AR L.

CTR20241839 4% LT 2025 4F 7 A 5e 436 13 Bl EE A4, #BE 2026
1 H, TN B s Coe ki 52 BT, TR B s C5a ak 26 JE BT, %0 55 1)
o R ES 45 AN

A, ZEtEAHE

CTR20241839 {54 13 #5521 & 25 25 )5 R A 115 VGN-R09b A X1 AE 3£ 19
WU FEAN 2 HREE (3 H) , SREEARYT IR R ikeE, RkAES
VGN-R09b %] SAE.

5 VGN-R09b HH3<H) TEAE

REB/BEAHIK (SOC) Bt 1% 2% 234
BEARE (PT) n % n % n % n %
15 B RS 13| 100 0 0 13| 100 0 0
O IR FEAR S 2| 154 1 7.7 1 7.7 0 0
BAZAN T BT & 1 7.7 1 7.7 0 0 0 0
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REHRESHIHK (SOC) Bt 1% 2% >3 %
BIRAE (PT) n % n % n % n %
%ggﬁﬁﬁﬁ%ﬁ@ 1 7.7 1 7.7 0 0 0 0
6 B i i ¢ 1 7.7 1 7.7 0 0 0 0
K 1 7.7 0 0 0 0 1 7.7

B. AR H
CTR20241839 iRI& N K 13 4] (100%) ZikF W OIA B 54 “ Stk
HFERE, 10/13 5] (76.9%) isF| “HhrAk” B, 1A “SZR N B
FER% . VGN-RO9b = i BEAL M8 22 H IS sh T REAS B RIER &2, 1B D18 e iz 3
B, NEEHNSRIE IRIT VRIS R e R 3R 26
VGN-R09b AADC = 5 3E NOE B FERIE B IE I

10101 (66.2) ®
10102 (71.1) o ° ®
10103 (28.7) 4 s O O
:E%E 30101 (24.5) 4 o L)
=
= 30102 (18.6) @
E
L 30103 (18.6) [ @
(=]
& 30201 (33.3) o [ ®
6]
730202 (65.0) 4 =] o
ﬂg 30203 (23.5) @
L
3 30204 (21.1) L
s
30205 (20.4) | e ©
30206 (19.5) - *
30207 (21.2) ® @
T 1 T 1 1 1
0 1 3 6 9 12

VGN-ROSHESZ0 5018 (B)
A 4 FRIE NAE I R 1B
VGN-RO9b &1 %7 J5 & ME A 4 AR & NORE ) CTR20242202 Ik FRIES (VI 15
RN

i g PR SOIRAR N VE BT VGN-RO9b 1E M0 4 A% & TP O 2 Ve . 22 e FA 3L
= PE 1 VLA PR 5T
HidS CTR20242202
‘ i ; BALE] L
st | DR WEDERL Bl BT g o | 1ap
THET
TEHMK PEE VGN-RO9b 7577 A 4 %95 58 5 A 52 MR 22 4 1

1-1-111




FiBREZREVELBDARAT B CRARARD

P24 )5 52 JA A TR 32 PEAN 22 4k, AR AN RS0 (AED /™ BN R #4F (SAE)
WL MR AR A EAERE (CTCAEV5.0) MAEMARE. M E. LR =ERaE
SR

FRZE 2026 F 3 H, CTR20242202 Il R 56 2 58 B S TE I B 45358 14 15152
A WA 2 26 FIRIBE YT, A% RS UnT :

A, wetE

VGN-RO9b ¥k 224 R AF, RMER| 5K SAE &k S5HIEMHRM
AE. 14 B15238& R E 24 BLIRA RE/ (AE) , EHIERE (CTCAE) Fk 2 4l
R 3HA, RV 1~2 2% X 1 BIEARFEH (SAE) , 5FREAEMXK,
5 VGN-R09b NI A 3H1526# KA T 4 H1Ik5 VGN-R0O9b #HK1H) AE.

B. AR

a. B3R

J7 % F bR “MDS-UPDRS Part 111”7 < #A3F4> /7 TH : VGN-R09b 4524 )5, UPDRS
Part IISSHATE 1 AN H BRI 2 PR 6 N H K. @i = A L3RI ME T %
19.0 f117.9 4%, “FIHohsEZN 37.0%H 35.9%; #E—FERIIEERYS 6 N H K3
FH LR FERR A2

IR RS« Hbn AL I )28 ” T IRAEHL L G 26 B “ I
5] COFF Time) ” ~“F¥yi/b 2.3 /NoF,  “UF g AR E (Good On Time) ” 1
YN 3.7 /ey EIE LA 2 )5 26 JE COHRTTR” Sk 3.7 ANeE,  “ AT
AR )7 P340 3.2 /e .

RHEA RIEA

®OFF Time = Good On Time u OFF Time = Good On Time
18.0 18.0

16.0 16.0

14.0

14.0

12.0 1 3.7/ 12.0 3.2
g 100 g 100 /
£ 50 £ 80
60 6.0
2.3/ \et l 3.7/\eg
40 40
2.0 2.0
0.0 0.0
EoLE HE526/E Eo L] RE5[R26/F
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by RN

VGN-RO9b AEBSAE IR F AR ez WA se k1A AADC g, AT F1 R
A2 e 22 B s At et N 2 B . PF-Dopa 3B B KIEST, 53 i v R,
A SOIRR N 2 LI et 2 e R IO AADC Figfe Akl *F-22 B . 3@ 3t 1F i
RIFTWIEERE (PET) MUK ESCIR A "*F-DOPA [5Gk 725 Wt 1 B AR f5 K
it AADC BERVETESCE, I PEAS AADC 2R 5 T 1A sk ik e v

4:%4)5 4 JA 1) Dopa-PET $21%h "*F-Dopa HU/E 70 AIHS (I ER X 38 (1) 2 35 16
s ARFA R AHAR LEFE R PR AN AISE I 73%H0 85%. e 7B 2L AH L KL 2k 431
B4 77%8 75%

22 b, WRPEZ3% UPDRS iZ Z01F 43 A1 5 B s ] {1t ek
P "*F-Dopa {5 5A 1 S8, #2277 T VGN-RO9b 2524 J5 H. 4%

E
PYSNTA
=]
MP

g, o
EHIEIT RUR

4) Zjfh LTk e M it

3 AADC = SiEIE MNE, VGN-R09b TR AT #4> Pre-NDA 2> HiE, T
1T 2026 S A [E NDA, T 2027 G R EFRAL Bl

St ot T o P 1 4 25 3 VE, VGN-RO9b TiiiET- 2026 4E T 2-4F 5 2h E T
AR RIRES, R 2029 S5k BT .

5) WATI S 52500

MAADC it = %

AADC $lt Z JiE [ 4R ORI AL SCRR P B AN 4. fE3E[E, AADC SR Z5E M H
AR ZRAL A 1/90,000, FERKBEIZ1H 1/118,000, 78 HAZ)H 1/182,000%, 7FH

ST EI— DU A )L AADC $hZfEfam H, i+ it 3-OMD, &
i%mmcﬂiﬁ%ﬁiﬁﬁ%%ﬁunmﬁo¢Eﬁ%ﬁ%ﬂzéﬁﬁﬁﬁﬁ
SR o XTI AEAE AR B LI G, TS BRHIA T, 2 B0 ) LM AT B AR,
25 R fE Aty ok B R AT E g

MR IRAT 0 2 SR S VRS T e, 2021 4E458k AADC St 2 K00

4 park JE, Lee T, Ha K, Cho EH, Ki CS. Carrier frequency and incidence of aromatic L-amino acid decarboxylase
deficiency: a gnomAD-based study. Pediatr Res. 2023;94(5):1764-1770.

% Chien YH, Chen PW, Lee NC, et al. 3-O-methyldopa levels in newborns: Result of newborn screening for aromatic
I-amino-acid decarboxylase deficiency. Mol Genet Metab. 2016;118(4):259-263.
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FHEN 13 TN, T 2025 FEF 1.4 TN, PREESEBEKEN 1.6%, Tt
P 2035 4, 4Bk AADC St Z FEF R w B E BEHIAE] 1.7 T A

£ AADC RTIEFE RN BEHE (B TAD

TR R 2021-2025 2025-2035E
I SRR AADCHR Z SE4E K 40 3 S ik 1.6% 20%

ks KRG
Hor, 2021 S [E AADC St Z fE4F & 9m B HE N 0.35 T A, 2025 44 0.30
TN, Wt# 20354, FE AADC St G AW EEEER N 034 T A

FH AADC BRZREF R BEHE (Bh: TAO

UEEMKR 2021-2025 2025-2035F,

I R MAADCH: Z 24 M H R -4.00% 1.4%

0.35
0.34

0.34
0.32 032 0.32 0.33
0.30 030 0.30 030 0.30 0.31 031 0:31

2021 2022 2023 2024 2025 2026E 2027E 2028E 2029 2030E  2031E  2032E 2033 20ME  2035E

2 N S e

AEIP S I R 1AL 4 ST

W& AR (PD) R 4kBI /R I B 5 B i WA 2B AT PR o 7E 2430
HE N LRI 2T 5T, PD R SRR R R, R T E AL
S RIS S04 AR SCIRHR A, b A G20 [ X s ¥ PD U %, 2021
SRR AL I R N 245.7/10 F5, H 1990 K T 167.8%, 1M 2021 £E4 Bk
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X— B R B N 138.6/10 /3% HAET, TEAGELER KK PD BE 4, PD
By ve TAEZIAN 2%

MRAEIAT 98 2 SR S KR ) T i , 2021 4E 48k PD JBE &= M 1,102.5
JiN, T 2025 FiL 3] 1,211.1 TIN, RIGFEMESFEIEK TN 2.4%, TiihE] 2035
H, 4EK PD BEFERKIAT] 1,502.6 1N

£FRPD BEHE (Bh: AN

HEFERKE 2021-2025 2025-2035E

[0 4 RRPD & HOE 2.4% 2.2%

1.502.6
14724 L
14425 1
13833 14128

1,354.0
1.296.1 1,324.9

0, 28.7 1 118 1,2 1,239 1.267.5
2392

8 558 L183.3 + 1

,102.5 s

k. KRG

Hrf, 2021 R E PD EBEEE N 350.5 5N, T 2025 4FiA%] 393.9 TN,
BANE S SERKZA 3.0%, THih#] 2035 45, HE PD B EEIER 5102 7
NS

HE PD BEHE (BfL: AN

SR 2021-2025 2025-2035E
BB UPDE R e =
5102
498.2
486.3
439.4 451.0 462.7 474.5
4279 .
416.4
405.1
3614 3721 3829 193.9
350.5

2021 2022 2023 2024 2025 2026E 2027E 2028E 2029E 2030E 2031E 2032E 2033E 2034E 2035E

HHERIR: FIREW

® Xu T, Dong W, Liu J, et al. Disease burden of Parkinson's disease in China and its provinces from 1990 to 2021:
findings from the global burden of disease study 2021. Lancet Reg Health West Pac. 2024;46:101078.

1-1-115



R EFERTREVER B R A B CRARARD

6) VGN-RO09b 1767 PR
DAADC = i 18 N AE
A. BITHRE

AADC B Z RE1Z Wil B F I R PRSE | SE56 = AR A RHIE SR R B8 21 12
At BILZEBILE N, RICARFERME, DK ICR . KBRS,
PEFE R IR ER B G % WLk 1Bt /i8 sh mg I B MRS 7Rt IEah 1,
FRVCTT F i YA 20 338 AR P B AU 1 Dy DB S = iE 4, AR HVA
5 5-HIAA F{%. 3-0-H 3£ [ (3-OMD) K L-DOPA 1 5-HTP Jt = H. 41 %
NIEH, BRI AADC B§iEESE 3-OMD (51158 e il 5+ 0
5 X RFSI: B2 UL DDC J BB 00 A8 5K H Ay 3 s A, I [
BTG EW . KRS LKV .

EEX AADC S ZIEVRYT, EPReh s A S TAE4 (INTD) 4872 14
FAMERE I —LRIATT 2 B iR K B RII I . S-TEIRIML S IS K %2 B2 1
WEhmzBept, BILRe® . BEHRITE, ULIMATHEMEEZY) . EER, K
TR RN RS2 AR B FRRE SRR YT A4S . (R 2 HURE L HREH
IBEN KB WD SR EAYIETT T RERA R, B IR 2P A R B A B
R ) 2 Bk 78 4 i e sh D e, ROk & AR, SBOA R —
LAMIE RIRTE, R H &35 R R IR TR o SOk R3E T E DB
AADC Sk ZiE B Al 2 @R A 3R 6, REAE 24 5 MAO Hi FEC& 48
FIIS, AHSCRFI B A TR

B R AL IR R 755K

H T4 AADC Sk Z A8 B HARIR R 2590 200 7RIk, AN EIR )T
ok n e NS P 7 VAR =R TE /R SR R AL A SN A Wi 737 € i NS e K e
(MAO) #5755, ERZHEE OCHEREAIEHKEREE) MiXKLGM
BT BT L, PROIX B8 25 A e ARG N K o (19 2 ROk 78 70 el s sl 2
e, AR E B, DR R AR A A PR R 3K

" Wassenberg T, Molero-Luis M, Jeltsch K, et al. Consensus guideline for the diagnosis and treatment of aromatic
I-amino acid decarboxylase (AADC) deficiency. Orphanet J Rare Dis. 2017;12(1):12.

1-1-116



R EFERTREVER B R A B CRARARD

4 _F T 5y Upstaza/Kebilidi (I R 75 45 R B, IR RNG T 7]
BE BRI YIRE, I AADC Wk ZE 88 1 O TGVE SR IIE 3 K B LR
HH, Upstaza/Kebilidi iR/t CDE Fid @ IRk, BN AADC ft =5 B3
PSR GRDA R0) W] 2 3 RIS B D RE AN S BE 3 K B BRI VR IT T B .

@JEURAE WA < AR S AE
A, BITIRE

PD 2 Wr LA PR PP %0, S5 EA HOIERZE R BIAP 2 L RMAIERIA .
PRI S MBS B SO AR A 2 DI IEVE RS, ZhiFIR8E. WLsRE.
D BEHARFIBIEIRIZ , EREAE il 2 S 2 0 E RS
otsE S BISIPRRE & IFR IEVE R B IR B2 —, JRAELESEAE b 3% [ bR 4T
bRifE R GEVPA AR HERR I ZDRRR IS SCRF I IESE , BLER il AR Wik 5 1R
AR SRR < AR ER G L5 [R5 09 2 5 P 24 B L AR e 2 S b BRI RS 5 2 (A
MRD) HEERMNME A 25V IH S ARER SR S et 4 S P B EA

HHG PD MIH AT EEA S XPEIRTT . BWRIEIHEIT (Disease-modifying
therapies, DMT) FIHZ R IGI7 2. XPREVRIT 710, 48P BRI SCIR® “HE 22 (1
PD T A EEAFEL e 2 B 2 EEZAEEIH (DAs) U
Ll B (MAO-B) il LM -O- B0 (COMT) #5284, itk
RUGWAT AL LIRS T L 29I EE AR e, & H BV 7 U3 8] AR WE B A i ) ke AR
WA, [N, BB BT, 2 EEEE AT B & 2 T3 “OFF”
IS SRER R S AE RIS, “OFF” B IA] (42544 Fi ek 55 e ) 4 ARRE IR T I
LD 2243 TEINME AT AT LAz, 1T E0AT FRVR ST 259050 i 30 PD S8
X I AR B 42 H R A

8 A A S 0 S S I S AR BB BB RS 4, v [ T 2 o 2 P R I T 42 ) 4 R0 S 32 B
g2Edl. HE ARG T e R CRVURR)[J]. #4Em48 F14%4, 2020,53(12):973-986.
SN, R, Eeta, S A EA AR IR 2025[0). AL LG A HER 4%, 2025(2).
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HERKIZWIEITRE

P B R A

+
| IeFhT | > T
¥
& A
¥
[ A A |
¥ ¥ ¥
KT A T A ST LR F W A U BT S W R W
=2 e R & EiEERE
‘///\\\\ L R
EE | l T | i | ) | I%Ef;&ﬁ""’fﬂ
o Eﬁﬂ .ﬁ. ﬂﬁl e ’ .
o IR
) T P e
: A &R A RS e HAIATT 17 A R
I i !

ImfiMAO- mHMAO- mH
BU&RItE Bl&RltE COMTIMA
13 i O-BI/DAs

AR

JInFIMAO-BY/ 4> Fl e

WISh RS/ FIREE
FORLRIR: IR SR A E, KIREH
AR, EFXE PD MBI IEIIRTT (DMT) BRI R ARNA T <8t 5
W FIRIE 78 FA 0, ELAEHE M) o -5 b 2R 1. $E IR PD SE[R DA R S PD s 1 HAth
FERRFETIFB. Mok, BT I, MEFHEMA (Deep Brain
Stimulation, DBS) MGG, 4Pl rT M, SRCAT I PD iGs7 I+
MFARER. HATIRESHBEAR (DBS) 7EH i PD B bR, i B3k
BT R MIEEhThRENEE, SRIMTFEIE 50%K) SAE KA Rt A5 15 I 1 1] i3l

B. A Bl R 75 R

M S FARVE BT M LB ITR AL, HarlkRN B EIT FB, LasF
A, REESEEMEMGER, £ S8 E KA E FEAE KL T
FIRIER, HEAERITIRRT R TUTER . KL, e EE B iRk e
A SU S g 1t e BB A R M T e XG0 vR T T B

T 7w e R S A

(MAADC fik Z JiF i N AE

H BT %T AADC $t Z i i&E MAE E A — 2R S0 (AADCOJE RGP il BT .

ZE PTC Therapeutics A & JT & ) Upstaza 7351 T 2022 4411 2024 4£3k EMA F
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FDA ity B 1ii (FDA #ibHER Fh 44 v Kebilidi) , %77 6T 2023 4 4 H #5% [F [F
K BAGIERRAT T (NICE) #E#H T REERXETRS AR (NHS) F
HUAE I, Upstaza FIIGRTIT 45 BER 0, 20002 VAT W) &6 2 s g shahfg, JF
fii AADC R Z i 8 I8 L0V sE I IE 3 K B AR .

AT, SZAHE, VGN-R09b H &7 AR s, 13
{5 £ LAE UM FEAZE S 6.0X 10" v i) VGN-RO9b VESG, AT N4 13 4
(100%) ZiE B Ciks] “Siaam]” B, 10/13 ] (76.9%) &3] “Hhar
AL BLFRTE, 1 BIAR] “ SCRE R s AR, A S HITE 12 A BE VIR RIS #] “ 3k
], 5278 7 VGN-RO9b 5 H I RTT ORI PO AL B IR R 55 o 1297 208
P TR T O BT S BEE (2 48 i 8/12 1] (67%) &3 “ Skikfa]”

BB
18 == =3
F-Dopa R%S?gﬁ EEE9E | csppvakTEME (sD) HiEm
L FHELHE R AR L BYfE ek wHE
Upstaza 124H: 1/97(11.1%)
AADC-01 | 0.22 124H: 042 5.65 124NH: % Sk, 1/9(11.1%)JhAk
036 0.11) (0.21) (7.95) 26.56(21.57) 244 At 5/9(55.5%) k
(n=10) ¥, 3/9(33.3%)lAk
KEBILIDI . 1 il -3k - .
AADC-00 | 0.098 25% 0243(0084) | o) 54 8 JH: 53.87(44.42) | %, 1HIE :iiéé%ﬂfﬁ%
2ik% (0.074) U (32.34) | 48 J: 55.25(45.60) | Skix sk IS
(1=13) 0.253(0.120) o, 3/12(25.0%) kAL
A 26 J: 11/13(84.6%) 3k
VGN-R09 o 4 JE: 89.54(45.10) ¥, 6/13(46.2%) FhAk
b-102 0.0012 0'2140(0'200) 6.46 26 il % <124°A : 13/13(100%)
(n=13) | (17200 | 264 ©34) 206.57(103.50) Sk, 10/13(76.9%) M
0.4995(0.296) : : 0" ’ e

e 1 AELS 12 DI BRG] A BN 2 S8 T2 25

735 EMA/FDA SRAE I B 5 42 o
AT H, VGN-R09b 5 [EAh E 7= i W 480/ F ARAH KA B MR,
FEALGYIMH R RIE . S5 T LEAEA IR I . A IR I 38 JBe 4/

H’_-h_}(ﬂ‘o

k% Upstaza/Kebilidi fl VGN-R09b 4, 175 H:

B ZRE S AR T 7 il o

Upstaza/Kebilidi N [F]— 7= fi

BB N ImPREER A L ) AADC

10 Eladocagene exuparvovec for treating aromatic L-amino acid decarboxylase deficiency. London: National
Institute for Health and Care Excellence (NICE); April 19, 2023.
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@JEURAE A < AR S AE

AT, A BR V] A A <5 A% 1E e e DR ) 22k R 9775 35 [ 7 H-/ Askbio Y AB-1005

(GDNF £ K775 4 T IR IR 2% E Neurologix/MeiraGTx 2y A Y] AAV-GAD

ST VIR . VGN-RO9b MA<E AR 1 NAEAL T3R8 = AL &, XUELST
BT E .

SRR SRR F G T I R

AR | AFsm | BA | mmm | e | o | RO

AB-1005 JEH/Askbio GDNF M40 | rAAV EEEIT 134 2025-07-23

Neurologix/Me

AAV-GAD iraGTx GAD AR | rAAV ERGYT | VI | 2022-11-02
VGN-R09b REDTR élAD[,)\ICF/ WA | rAAV EERNGYT | DY | 2024-06-27
GT0003X ONOGDTERA G@ﬁ?/CT/H SR | rAAV ERERYT | I | 2025-04-28
RGL-193 By e 1 PR 2 AADCT |y o des | rAAVIERIAT | 131 | 2024-01-08

GDNF

BBM-P002 fB&EZ TH/AADC | TH&®IH | rAAV RS | 3 2025-09-01

Innopeutics NR4A2/Fo Ay o " 01
IPS101A Corporation a2 &R | rAAV AT 137 | 2026-01-27

BORLRIE: KR #): . AESEVERE PD AR (41 GBAL 50

DBS £ PD BHEFRINM, EEERE UL iashhedes, =
DBS ARJaefEthg—NE4. S AR A RRERE SR, RafEad
REE % HARIN 5 S0 FE A AR NE 8 0 72 50 IS S AE IR IR [RI I 5 7T RES A B B g
B LA 2R AR DGR, BRI T o7 st ek ie™ . k4, DBS
T“xﬂnﬁ-? o B AR RERE UHERE I B &AL . — UK (5 4ERLE) BEVIW I o

» JE DBS X E WL EAIE 38 22 ) BSCE AR RS Fr A, (HE A ik
FRITT 2R0 2 BB RT3 4 R Rk

n
.

Ay

Zi b, AR ARE NE U, AT IR 2 R IR, HABRIE R N i
TCAZIENOAE HIZE A ST 77 b LT o MO9SR KA IRAT VRSN, MG AR 4
BRZWATE 5 A& ERMARYGH L IR R T K, B3 sk Z KA R TT 2590
7] VGN-RO9b H 4T AE AL AR T8 77, H BTE A BRI S ARZE VA T 77 b i PR

1 picillo M, Lozano AM, Kou N, Puppi Munhoz R, Fasano A. Programming Deep Brain Stimulation for Parkinson's
Disease: The Toronto Western Hospital Algorithms. Brain Stimul. 2016;9(3):425-437.

12 Fasano A, Aquino CC, Krauss JK, Honey CR, Bloem BR. Axial disability and deep brain stimulation in patients
with Parkinson disease. Nat Rev Neurol. 2015;11(2):98-110.
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&R AL TR SR — BB RN, XUEES TR T — A E .

B4k, 24" VGN-RO9b 7= it B ST AR A SO E NOIE « Ji5 71 Jig B K T3 (3R
ATVEBOR T K SENE, ESEE XS AADC SRZAEIX — IR TR KRB ). S& T2y
T8 IR P 3 MORE T R IR AR IR, A7 RS e 25 W)V E FI ML . 2522 A R vl 47
VeSS AR AESLAEAG B, A5G O R I REE S ORI i S Ak
HOE R gy 8] B R BB AT PR A e ARG NE U #hk€ . $27F VGN-R09b
77 i A A R

(2) VGR-RO1
1D L A

VGR-RO1 S22 A F ERF R B —3EE X CYPAV2 B R 5848 5 3501 25 i AR L
JRAZTE (BCD) MU BH LAY ™ i, A E O E P BT BCD
BIT 299 VGR-RO1 T 2024 4= 8 A # CDE g4 N SRR IT S, T 2024 4F 10
H 345 FDA ULZ %% IAE (ODD) , 2025 4 12 A #RKINZG & =) (EMA)
WP zivile (PRIME) , F£T 2024 4 12 H#49N\ CDE (LLEH AL
(12 LB 25 0t AR AR TR C “ORBHRI” D ) IR E

VGR-RO1 R R AL

VGR-RO1 FF677 45 AR AR P (BCD) 3@ BEJE T I AR5 2 F
2025 4F 3 H5E A, FitT 2026 4 1n) 41 [E NMPA 358 NDA. 2w iH&il5 3%
FDA 743 VGR-RO1 /i f£3% [ 77 /3R L. VGR-RO1 H i 2 5 i o
I RIS B R B, %™ B & R 1A R R 2 41k

2) YERNLEE

4E CRRERL IS 1 (Bietti crystalline dystrophy, BCD) S FR Bietti 45 S FEAL,
IS A%, — i G i A R 8 £ 1) 3 e VAL 0 AR PR - | R KR R AR
4 G.B.Bietti T 1937 £ Ik HiiR . BCD RAFKJEAI T 4935 1 CYP4V2, Zifid
— M S MRIARUAE R A, HaiE FEE ARG TR, CYP4V2 DRt
B 3 BT XIS 22 ANV IR 07 R 4 s B 4 AR 6 T g J2 BCD SR 1R 4]
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FifEs, PR b, KZ % BCD i [ A G A = A E o M T
WE . MITHEN, ERMI TR, FHAEHAE S S HABEE AN KR e
UL

VGR-RO1 LA rAAV8 K Fe it HONEAA, @ AR T s s 25 10 75 sk & R
BT TRACE CYPAV2 H A 4mht 7 51) K Al it 1828 70 145 20 R 1 &M 2 [
Kk EHREEMM AR FE (Retinal pigment epithelium, RPE) 4 ffi
VGR-RO1 ik & LI & AR (DNA) K7 1E, /£ RPE 4ifflikik
CYP4V2 HH, DLE @AM IR RS TE. VGR-ROL i 21 iF 5 H
FEEPA (IR TR AR U B AS,  DAMIA B0 TR B0k RPE 4. SOG4 i A2 fik 45 5 14
gt A/ ReRI, JFSCEIAIER 4. DRI R AF LT e . BUE A0 /1AL
(RII R o

VGR-RO1/EAVLE B~

oa NN

/- \( . | G\aey

\ |

S ’ “uﬁ.mmhr\m;"

VGR-RO1 VAVAVAVAVAVAV

MABRER cYPAV2 B MBS R R E

3) IR T e it i Tt 17 i

A HAT, VGR-RO1 258 I IR PRIRLS:, KA e IS, e
TR, LAY 12 N, EeHFEu 2R 7 a2 i, HVIPHRE
B, 45 CDE WiliA sk — 30 W NTLRIG RAIG B . H BrIoHIE R
RIE O e A Hl B N 52 EBET, BARIG AR IS R .

R | AR | mnn HRAR R4 RS

HX | 4 B 1)
VGR-RO1 Y5 J7 45 &b #F A1 W) g A% 44

H] _01- RSN
W] | CTR20230237 | 2023-01-29 | " oo™ i pieati o (AT:929
Y | CTR20244386 | 2024-11-25 | 321 v i R 22 4 ik i 2 o ﬁ%ﬁ

Oy BEHL 0 IR PR AT 7T

B Li A, Jiao X, Munier FL, et al. Bietti crystalline corneoretinal dystrophy is caused by mutations in the novel gene

CYP4V2. Am J Hum Genet. 2004;74(5):817-826.
4 Kaiser-Kupfer M1, Chan CC, Markello TC, et al. Clinical biochemical and pathologic correlations in Bietti's
crystalline dystrophy. Am J Ophthalmol. 1994;118(5):569-582.
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(DCTR20230237 ImRiAE: (25880

H VGR-RO1 J97 45 i FERL I IRAEME (BCDD 1 T3 R AT 5

Hids CTR20230237

[LErab ey B RS IR JERENL 547 PN PN 12 451
FEHK Al VGR-RO1 VYT 45 i AEAL I AR PE (BCDD 122 4 PRI 52

Y JEREVI<S2 FIMAREM (AE)  EARFEM (SAE) FFEIR
i =EF (DLE) ;

2245 R REVT<52 JA B A IR R S SO AR A AARIE L SEIG AR A 45 SRR
PHeELIR (W, R E. RENE. IRERESE) 55

T EWFFLE

A wAeE

HAsIRZ5 T VGR-RO1 V897 Ja, 2 H BARM 22 2 R I, KAMA
RFA 5 E AN T E IR RHE G ST P i Luxturna GRILIERIAE: X7 3
RPE65 RAFHH RIS T2 A R IIGIT) KRk Jeta A —5, K
KA EA R RN . SHEHZ ARUERARFHRHEER, T2
F AR R TEAE GB 5L .

B. AR

PRI B 2R HARIR O RS 52 VIR BB e 3 o3, 5 52
VI RFIEL 3D o hFEL (6 F) MEmFEL 3D HirE BCVA
CRAEFFIEM A1) B ZA M (A = HrHEED) 7351 09-0.347£0.075 logMAR.
-0.4354+0.403 logMAR #1-0.640£0.521 logMAR, - 66.7% (8/12) Zik# Hix
I} BCVA (3% =0.3 logMAR, &5IE 253514 2 5 (66.7%, 2/3) « 3 ] (50.0%,
3/6) 1361 (100.0%, 3/3) .

ARG R 7R, VGR-RO1 7E 6.0X 10" vg/lR~2.0X 10" ve/IRFE VL HE K,
AN S R, 2 R IR ) S AE SIS PR R A D RE AL ) IR R A E 51
EERTE A

@ CTR20244386 I pRiAE: (MBANKG AR, S 5Em 52 BT

a5 P VGR-RO1 7E 25 BRI B AR 1 52 48 38 v 178 ol 22 e 22 vh
= oy BEHL. XoF FRITIHAIG PR 7T

Hids CTR20244386

e an FAT . WE. BENIL SRR NZH N B 45 13|

FEHB P VGR-RO1 75 &5 S A0 X AR P 57408 A 1A e e 4 vk

1-1-123



R FERTREVE B A IR 2 A B CRARARD

FER LS | 58 52 Al BCVA B2 A8 {k

CTR20244386 56 £ 58 Al 4= 58 52 3 & R IR B 7 N B TS £
4) 2y bk e R

VGR-RO1 424 Pre-NDA & HIE, TilthT 2026 G232 H [E NDA, [HH
Ntk 5 E FDA V338 VGR-RO1 7= SEEE R Erii-gl.

5) AT S Mg asE

BCD 7t FVGE NI E A, (ERWHLX 5y W, Ao SCERIT 72 R 0,
BCD 7E 2 BRI B At 1/67,000%°, 78 AW HLIX i B4 1/25,000%,
& A [ 1B AL PE AL i 595 (Inherited retinal dystrophies, IRD) A WL 2
—, HEEFEM SR T E KRR A,

FRFEIRAT 0 2 SR S P U R T 4k , 2021 4E423k BCD BE BN 12.1
JiIN, T 2025k 13.5 5N, BRESFEHKEN 2.8%, TiihE] 2035 4F,
¥k BCD EEEEWR AR 17.5 Ti N

£k BCD BEHE (B AN

HAT R ICOR 2021-2025 2025-2035E
SIRBCDH # it 2.8% 2.6%
175
16.6 17.0
16.2
; 158
15.4
5 15.0
1 14.7
A 14.3
135 139
13.2
12.4 12.8
12.1 -
2021 2022 2023 2024 2025 2026E 2027E 2028E 2029E 2030E 2031E 2032E 2033E 2034E 2035E

HOHRESE: SR
Hdr, 2021 £ [EH BCD &%= RN 5.9 AN, T 2025 44i&% 6.5 N, M
B 2 AEMK RN 2.7%, FitF] 20354, FE BCD BEHEKIAF 8.3 FiN.

5 Vargas M, Mitchell A, Yang P, Weleber R. Bietti Crystalline Dystrophy. In: Adam MP, Bick S, Mirzaa GM,
Pagon RA, Wallace SE, Amemiya A, eds. GeneReviews®. Seattle (WA): University of Washington, Seattle; April
12, 2012.

18 Wang J, Zhang J, Yu'S, et al. Gene replacement therapy in Bietti crystalline corneoretinal dystrophy: an open-label,
single-arm, exploratory trial. Signal Transduct Target Ther. 2024;9(1):95.
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FHE BCD BEHE (B A

HAFERKER 2021-2025 2025-2035E
[ BCD/E # Hi it 2.7% 2.4%

. 8.1
14 7.6 73 I

. 72 -
67 6.9

62
5.9 6.0

BAERIE: KiRE

6) BCD J&7% 1677 TR

OeIT iR

BCD 12 Wi 8105 15 R P 58 B 2 S SAG FUESE . B L A a2
54T BEZ UMD T K. WESME s/ e, IRER 2 A] W5 a8 Morb
TR S AR FEDTRR £ RPE/BKEE IR 2548, [RS8 . ERG TN RE A6 &
AT AL E I T RE U I & DL CYPAV2 FUm AR AR NS K
Wi, FEFEG I B Gl 5 R R KK AR U & 2 .

@ A5 2 IR PR 75 5K

BCD H A H&E B A ERE T F&, FESEMAE RP #H4TEIT, HX
BEIT R BET, WK L3EELS T BCD 442, MY H b2
Py, BT EE I AR A2 IR 7 R

T PR TE G R AL

BCD TRk B R AW RMA EAL, FAZRRIERZA A FRE, FEAL
SN B MEH R EAE, BarE A S EEAERELOEREFESREDN

VGR-RO1. " EEHEI ZVS101e. i3 DL NGGT001 2%,

£FR BCD PR ER 6T T

FERER | AT B YRIT SREE R e BXRRAHEH
VGR-RO1 | K¥FE=Z | CYP4AV2 | rAAV EKIEIT 13 2024-11-21
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FERAZR | ATFLK B VR TT SRS B it R/ Zil=k]
ZVS10le | FEEHE | CYP4AV2 | rAAV EFETT T3 2024-12-17
NGGT001 P CYP4V2 | rAAV EFEIT /T3 2024-01-19

GORPIIR: 11

ST AW @ BRI REE S Y], /£ DNA R EA& T, #5145
YR AR RRYE, v BCD 824t Ty ik, IR TSR K
WA R

(3) VGN-RO08b
1) 72 A v

VGN-RO8b &2 @) H EHF & B — ZEr X e 2 A8 B X605, fF6 GD2 A
GD3 DL K GBAIL F878 A 4 %55 38 BOAE [R] I AE R I 36 RV 97 7= e o

VGN-RO8bypR B K ZH 544

ER>{ Promoter PolyA

VGN-RO8b H-T¥GI7 & A R ACHHR FRE RIE T~ 2022 4F 10 H3k453% H
FDA #Z T 97 W) LRHEORILE (RPDD) , T 2025 4E 10 A 3£ FDA % ¥
PUEIEIE F A% (FTD) , 2026 4 1 H HUf3 FDA JULZ % #4510 (ODD) . 2025
£ 9 H, VGN-RO8b 375 NMPA ] IND BoniFn], [FEFFRIGIT A m AR X
B, 4% GD2 M1 GD3 HllmR#T 78, HEl VGN-RO8b IEAEIT & VDIl AR H

VGN-RO8b H T897 GBA1 F8A UM 4= %05 AO&E NGE T 2025 2E 9 H 43513k
it NMPA 1 FDA [#] IND, [RZFFRIGRTE, T 2025 4 10 B35 FDA 12Tk
HIEIEYK (FTD) , HAET VGN-RO8b £ % PD-GBA T+ [E JF & VI K

2) {EFHMLEE

O 2893 A T 3T

KW (GD) J&— P Je AR Ba B AL A 00, BURALHI 7 2 b i
T HRMEIER (GBAL) 2878 S80I B4 78] ) BE N H HE % (Glucocerebrosidase,
GCase) 75 VEFRAK o 15 Dh B8 S Fe 51 JEC 61 460 0 o 5 B (IR P 78] 460 0 A 22 It i)
TERF. PR -EB&. Blis Ao A2 AR F0 45 8% B 1 B W 4 o VA i A v VR, TR R 0 2 1)
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UL, ERDUONA R ER. ST, MR R R GUREIR,
Wl AR RS RERB, FF Al gefEmAE P T VEINE . IR GD 73y 3 i
R T (GD) ARt AR, el W, Tl R VE P R 4052 R
I (GD2) ASMEMERAR, a2 KBRS R, —RTHAER—
FNRR, BILKZT 250501 A (GD3) MNigMEMAmARR, HIR R
R, T LI, Wt AR 218

VGN-RO8b /& 3K EI %) GBAL 2K RAZ M HAH rAAV 2%, ATHTRIT
ML (GD2 M GD3) , HIEMER) (rAAV9-GBALD) &t &
N GBAT J [F 221k G A I35 28 9 58 2H I AH SO0 35 o 24088 3 0 i = 3 34 194 77 >
B X2 RGN, VGN-RO8b #4% SN AL, 7EH P R IA e GCase
e gk R AR P 8 0 1 2T M e B e

@GBA1 A TIMA 4 2795

i T V5 Tl A ] ) H b I8 (GCase) 11 GBAT i [R] IR HLAH X 45 v 1 o HE 2 AR
SR M RE ) 59E . GBAL dE R M F AT e & BT AT PD ATERAEAR, X
LR T G e 25 I (8] (RS TR W N 2 . PD-GBA AL Wi aE R R, AR
FAEFRGS, HAEEE™EREshAAEZ IR, LA MIIEERZ B R H,
It4k, PD-GBA HFH R YL, JHEA T i sl 3 &R KUK, FET- R
E%lgo

VGN-RO8b & — K EH X GBAT & [K 5848 ) 3L [KIva 7 7= i, 7] FH T8 97 GBAL
RAZTINA G ARTR, B EIEThaE RN, MARIE F Ik E A BAThRE, SCEliA
J7RR .

3) IR I et i Tt 17

BEARF 22 H, VGN-RO8Sb W8 ZhER 6T GBA1 ZEA5 R 4 27905 &
NERE T T/ PRAE 78 S FH T30 97 P2 A8 B i (YD) 1 /IO I PRAE 75

" \Weiss K, Gonzalez A, Lopez G, Pedoeim L, Groden C, Sidransky E. The clinical management of Type 2 Gaucher
disease. Mol Genet Metab. 2015;114(2):110-122.

18 Zhang X, Wu H, Tang B, Guo J. Clinical, mechanistic, biomarker, and therapeutic advances in GBA1-associated
Parkinson's disease. Transl Neurodegener. 2024;13(1)48.
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F R s WL — o HIRARN . WL
e & NRE g BiLs ] R4 FR R
TR AT Y PEA A = 73 5F VGN-RO8b 7E

K, B CTR2026 T2 ST B8 LR i 52 . | 34T
weapadn | | Tarar | 20260430 |k p ke VIOTIG R |
GD3 G
i PR A = 73 5 VGN-RO8b 7
AR AN AR AR FH, AN AR SH 4
gmuxg v | CTR2026 | 506 00 15 ﬁMEkE%mﬁMﬁ?%¢ AT
RIMA 4 AR 0441 W S22t RE SRy |
V/ITS I AR 5
A 22955 A8 18 e 19 I oA 175 1.
wiH PEA i 2 75 5 VGN-RO8b £EITTZY Y 17 58 ) LA IR 52 14« 22 4P Fn g &tk
” 1 VI R 5T
Fids CTR20261727
oAy T FIEeY . FEY R THRINZH A% 12 5
S AL VGN-RO8b 4524 )5 (I 2y 591 MIZ54KEN 1% 2930 s R PE:
s
255 52 & N IO 52 A0 22 4, G A REF (AE) /™ EAS K24 (SAE)
FERF LA HIR AR EFEE (CTCAE v6.0) MAMAKIE. AT, S2I6 =M 7
25 R AR
H BHZ S AT 323038 N TAE
@PD-GBA & ME Il P 175 It
i g P v 2 7 5 VGN-RO8b £E GBA1 25 BY I 4= %955 H2 35 b 1R 32V | 2264
= VR R 1) LI BT
Hils CTR20260441
RE B U FFIL. SR PR, AEBEAL THRINZH A% 17 45
FEHK PP VGN-ROSb V677 GBA Z8A5 UM 4= AR08 F & 1K)t 52 P 0 22 4=
245 52 F N R 52 A2 4, AR R 3444 (AE) /™ E AN K Z14 (SAE)
FERF L S IR R EFEE (CTCAE v6.0) AR IE. ARG, SOG4 A
P ORI

H ATZmt S EREAT 52 E N LA

4) AT S 48]

O 2 AL SR

GD B S A BRE M X A RARF . — TR G oM Gt H 43R 10 75 AR I
NHON 0.7~1.75, F&BRVE B N O H LTS BRI AR 2 — . B A BONHER

1® Nalysnyk L, Rotella P, Simeone JC, Hamed A, Weinreb N. Gaucher disease epidemiology and natural history: a
comprehensive review of the literature. Hematology. 2017;22(2):65-73.
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() GD KR HHE 1:80,8552°3K [ T~ b3 — I50 LA I TR V2 97 28 380 £ ) L8802 W i 17
il Bl M BT 7T

MG IAT I8 2 SR S KR R T b, 2021 4F A= BRI Se IR X i s i 2
BmN24TIN, T 2025 FiE5 2.6 Ti N, B E A FEHEKF N 2.8%, it F] 2035
A, BRI LI S B B KA 2 3.4 J1 N

ARRNB ZINB KR BEEHE (A AN

LA 2021-2025 2025-2035E
I A ERTTALROTIT AL R 2.8% 2.6%
34
i 12 33
10 31 -
29 /
29
2.7 28
26 2.6 "
24 2.5 .
24 -

HR R SRR

Forr, 2021 4F rp E I R IR X £ 38 #cst v 0.30 5N, T 2025 4EiA 3
032 /i N, MAEEAFEHEKERN 1.7%, TirH] 2035 45, A EE LA K
BFHERIES] 037 TN

20351

B E A R I XK R EE ' (A A

HOEREE 2021-2025 2025-2035E

I R T i R R 1.7% 1.5%
0.36 0.37

03 034 038 0.35 0.36
033 0.33 .34 -
032 032
030 0.31 0.31
0.30
2021 2022 2023 2024 2025 2026 2027E 2028F 2029 2030F  2031E  2032F  2033F 2034 2035F

ks SRE )

2 Kang L, Zhan X, Gu X, Zhang H. Successful newborn screening for Gaucher disease using fluorometric assay in
China. J Hum Genet. 2017;62(8):763-768.
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@GBA1 FAF A 4 AR

RIE T 16 MEZK, 12,580 ZIHERREHNIERMFH A, A 1,311
(10.42%) 1) PD BEKIH GBAL HEK TEARRANE, S i W) RAZ B 4 4%
PRI, 53—t b [N PD IR R AL LRI, 7E 737 4 PD ¥,
A 794 (10.72%) HBE TR E] GBAL FERIZAR, I LI H &I 5 F A5 15 5
b NN
PD-GBA & PD ff]—/MANT] ARG 55, ARHEIAAT I8 5 SR A iR 51
T HE , 2021 4Bk GBAL &Y PD BEHE AN 114.9 T, T 2025 ik 3] 126.2
AN, KIREWNEEFHKEN 2.4%, TiFH] 20354, 43k GBA1 4! PD ##
ks 3 156.6 JiN .

23R GBA1 2L PD BEFE (BA1: FHTAN)

LERIREE 2021-2025 2025-2035F.
SIRGBAIRIPDI 3 A3 2.4% 320
3 156.6
147.2 150.3 1534
141.1 144.1 7.2
3 1381 .
132.1 135.1
1233 126.2 129.1
120.4
114.9 117.6
2021 2022 2023 2024 2025 2026E 2027E 2028E 2029E 2030E 2031E 2032E 2033E 2034F 2035E

BT SIIRE A

2021 - [H GBAL 2 PD B35 8N 37.6 /i N, T 2025 FikF| 422 i N,
RIFREMNEAFEKEN 3.0%, FitEl 20354, FE GBAL &Y PD B
EF 547 Fi N

2 Westenberger A, Skrahina V, Usnich T, et al. Relevance of genetic testing in the gene-targeted trial era: the
Rostock Parkinson's disease study. Brain. 2024;147(8):2652-2667.

2 Ren J, Zhang R, Pan C, et al. Prevalence and genotype-phenotype correlations of GBA-related Parkinson disease
in a large Chinese cohort. Eur J Neurol. 2022;29(4):1017-1024.
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FE GBA1Z! PD BEHE (BLL: FTA)

e 2021-2025 2025-2035E
PIHGBATTIPDS & A 3.0% 2.6%

334

49.6 50.9

399 410

2021 2022 2023 2024 2025 20261 2027E 2028E 20296 2030C 2031E 20326 2033E 2034L 20356

HRRIR: SR
5) IR AR X UHR [ PD-GBA BT BUIR

O 2955 25 R X 5P
A. IR

RAEFE R RISCERBT 7T, XD 1 iR T R B RS TR T S R
TR, R AR T B AGRYT . RIS, (B AN REIE I I 5 R,
XU P R G RO, MOCIEEARGAYT GD2 5 GD3 . ARk Rtk
TSR YIRR . BREYT . PURRIESTSE, M A IR,

B. R 2 A PR 75 5K

HAT, B0 1RGNN O BB AT RV RS A IR T Ik 2R
M+ R AP KGR S IR R, V3= A 806)7 B AAAEE D)
RfaRKe FERX—HFRT, FEENGIT MR AR U Ba 7k 78 i &

(PD-GBA

PD-GBA 254G 97 5 EU R MR e AR C W i 22 57, (H2%5 € 2] PD-GBA W1l R
s W R TEAR . 5 tH BRI E A AR AR IS SRR, A2 b N R
HAMRACIRTT o

6) 77 fh LGRS R S AL S

B R g ) RL 0 S N IR AR AR A R AR R B ) LRE S 0 S I S A P AR I S S B S 2 4y
2 PP R OB E L AR LB REPRIS IR E IR (2021) [J]. #4481 F442,2021,59(12):1025-1031.
24 T A (R SRR T HE R [3). 1 Fl A 5, 2024,63(7):702-T11.
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© 2955 48 14 S
H AT, ABRE P 2 28 00 3 3 DRIYE T 1A I PRI & 2 2 48 rAAV %%
R T GBA ZEREERIT, KREFERZRIT R VGN-RO8b »& H A kN4 kit —
— RIS RAEAIE R X 1o 28975 728 284 e s ) S DRIVR 7 72 i o

ERRERETHELE GD W™ i

T i N W
FEmAR | ARERK R & RLRE ey HE A8
VGN-RO8b | KiFEZ=ZE | GBAL TR r'?llf I/ | 2026-04-30

PORBRIE: J I
HAr, X+ REME RGN XKEDE, B2 VGN-RO8b PAAh, ZBkgh/bH Al

BEATR, LMD NIRRT R, 277 2R EIRIRR K.

@PD-GBA

H AT GBA1 23748 R 4= 7% 0% 435, VGN-RO8b 5 PROO1 H B34k T 15 bR H-
AR ER R B . VGN-RO8b 1EN—3kFE T rAAV AR 77k, B4 RIFH
EITIE ST, HYERIGZAS TS

AREFIETT PD-GBA ZEW =5
et | ARSKR | WA | BN S SN gfg R A
PR001 Regenxbio/fL>k | GBAL1 | PD-GBA | rAAV ERHGIT /T 2019-10-15
VG Nb' RO8 RFRR GBAl | PD-GBA | rAAV AT | I 2026-02-12

BORBRUE: IR )
(4) VGM-RO02b

1) 72 M v

% R MLAE 17 (glutaricacidemia type 1, GA1) & —FhZE WL i) H Ye t Ak i
BAL SRR MR, CHIEANRE CGE—#FE W EFE) - VGM-R02b J&
— By LE B4 L B ) LB I R L 3 ol ™ R B8 s B A o PR 0 2 R TR AE VR
Jr7ik, BTz EIER S HEARR T 2022 5 5 i 3k15 FDA
POLZFIZE WL ) LRG0 250K E .

2) fFAPLE
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GA1 & — i Ye ARG AR I, SRRV IR PRAE T A, S oy 1 1 — It 4l
fit A BiEEE (glutaryl-CoA dehydrogenase, GCDH) &R RE B, SEUOHA
R PR R S IR o AR SZ B, AR P — e B T R A 3-Fe ik
TIRSAEAN R EERL SRR, EESBHE RGEZNP, KKK
KERMTE . WLaK SRS A R B IR 9255

VGM-RO02b /& —Fhd& T rAAV 2 R I PRI TR 77 I IR IUAE 1A
PRI TFIE I i 59 AN 45 24, T AAVO AR 7o iR DR I It A i 8 (GCDHD
FN S AR, (23 GCDH A FRXMA RGN MRIEL, 271k
EEEEMNAMA GCDH W&, MIEZEERRACIERS, b A=)
TRIAFEWR, LU B TP s P e S R G AR, I S LRE S S
RAE SRR E ,  FEAREIRE G e B 1 4513 PR I PR BOER

3) I ARHH 70 A it R T8 10
VGM-RO02b F [F T #IlG IR H B34 T 52 30E N B, EARIG AR50 A5 0 an

B

FRE | A% - BHRAR , R

wix || EEY | e el ks
—IRPEASLE | B R s B i s T e

i | 1] |CTR20234077(2023-12-25\VGM-R02b J& T 5214 . 224 T A4 2 i T q:T
R R A YR | I R A

CTR20234077 ImAikEe (1 Ik ARREE, 47

— AL R TR R —FR ILAE BB 3% R 25 T VGM-RO02b S5 AT 52 14 « 22 A
ROVER L, SRR AN = R A 1 A R 7

AaH

Hils CTR20234077

[t razay UL PG RN LR ARREAL THRINHNEL 15 11

E AR — ISR 1Y R IAE & 25 T VGM-RO2b Ja T 52 1 L 22 e VEATE
- LRI RS E Y e i 1T AR AT 7T

AN RS R AN A

TR 4 A e .
SR, AR, AR A SER =R A A RF R AR

TR — TR L FIREE 2 SRR KR ARBENLBCUE I DI PRt
By, VRO 1A TR IMLSE B VGM-R02b 4524 J5 T 32 18 . e VEriA 2ok, H
I3 E R H AL

25 o [ BT By 2 J LR A3 2 P9 20 s A AR U 2 20, v S R 5 2 4 HH AR BB TR 5 4 i ML 28 3 e AR L
SO AR By R Ay o AR B TR A Bl o R R TR I 1 BN T R ILIR ] AL
WL, 2021, 38(1):6.
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4) FATIR S T
IR FE W SIT IR (2019 4ERR) %, GAl 7Rt FLyE N 1 R IRE 2 H
1/100,000, EAFMGEMMEZE S, EHAHRIEZN 1/60,000, £ NBAXT D

MR AT I3 5 SCHR R I R IO, 2021 E4 38R GAL R B E HE
R13FN, T 2025 FiE 3] 1.4 F N, B R GFEEKE N 1.6%, Titrh 3 2035 4F,
23R GAl FRIFEEREHRIER] 1.7 TN

£ GALERRBEHE (B TAD

HAE KR 2021-2025 2025-2035E
I S RRGALSE S e B SR 1.6% 2.0%
1.7
.7 17
s P 16 1.6
1.5 -
14 1.5 13
13 14 14 14

2021 2022 2023 2024 2025 2026E 2027E 2028E 2029E 2030E 2031E 2032E 2033E 2034E 2035E

HAEIIE: KRS
Horb, 2021 SFEHE GALFE R EFELEN 024 T A, T 2025 F1X3] 0.20 F
N, T3] 20354, FE GAl BEHEKEF 0.23 T A.

HHE GAIERRBEHRE (BhL: TA)

HEFMIKE 2021-2025 2025-2035E
I RIHGA V8 0 % R 23% 2.6%
0.24
02 . om 022 033 0.23
0.21 . :
0.21 0.20 0.20 0.21 021 021 0.2
2021 2022 2023 2024 2025 2026E  2027E 2028E  2019E  2030E  2031E 2032E  2033E 2034 2035E

HHERIR: FIREW

2 B4, 5 RIS YT 46 9:2019 4ERR[M]. A RS T AR Hi B, 2019.
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5) VGM-RO02b 17857 IR
OLIT kR

RAEF IS Ham (2019 0, HATZWAELER &, 2@ XHE
BITEHRE R HRTE NS T GAL 3RRE, A PR ET 5N
RARE, IR TR REITT (AT , AT RE RV b I IR AN 3-F2 5k I — R (1Y
Ko R, H AT RILERFVE IR T 5 TeVA R P R AR R 2 R e U e N I
BEFE o EAERFIR YT HOR AR SRR 1 8 L, O sy LU A1) 78 3 AR e i Bk
DU B AR RS R, RIS AIZ S B AS AN 5 180G, A7 i PRI

@A 2 A PR 75 5K

H AT E AT GAT SR, A AR HE TN IR IR IR, FFAh7e
P, AT RE AR AR I RN 3-F ik I R YUK . R, H AT AVLERRE TR
T OTIETCVE R A2 B s e 2 R Gun i 48 A IO Bk e« AR 4R R T HAR KR
RS 0 R L e JRRORG B e AR 6 R A BRI HE R B M A A R i, R
HH FG IS B PG AN 5 SR, A A i E R

6) 77 i LS R L LS

VGM-RO02b & H # 4= ERME—3E N IGIRBY BCY . £ 5 —IEdiRE A ISR
ZiE (GA1) WMEIEZY).

VGM-RO2b i Bl 4 ShREPESE N, B B W N 4R GCDH BEvEE, M
A MR LS GAL K BRVR 7 AR AN R BRZ A Va7 25 F T T

3. HABEREL

BEAFRURHPEEH, KRB, AT AR HAD B 5w
L/

B | BRER | iRk T8 MR 7= R B

ZITIEN rAAV BARRIE AT REPE R
WRIE A | 1, B AR TG LI [ S R A 22 e
TR 73, MITTAEZE R LR, R H 45
Iz 5 e -

1 VGN-R13 | HEPGTT

ZITIERH rAAV BARIE — Mo R 2 Ak,
B2 IRAER RIS GO AR A, AT
(ISR NI

2 VGN-C801 | J:EIETT
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g | BREHR | TERE & N RE 7 EAER T i i
VGN-C801 AAV TifEPt | i 5% Rk G FEERE VGT-101 BXH,
3| eveoTaor | ERNRYT | MRERYERIET | £ VGN-C801 i MO SEft L3t AAV Filf7

IROHEERIA | PUABH I AR B 7 BRI

ZITIEF rAAV A RIE — M R 2 Ak,

4 VGN C802 ﬁi/-\y—" Bq;f\’?_j_’tigj{ L‘EA/.J "\;' r| P = YA b
- PSP Wi fi %kf{ﬂﬁbﬁa#% Tau 25 H HIIE BREE 7T,
P HIELE AD JE 1.
bt 2 ZIT VI tLNP 1#1% AaCas12b™™ 2 T.
S| vGB-E0S | BT | gt | AR SR LR E A, 7
¢ 3 2 R AT B
 BRERE | W% EIb T fe LA, L
6 | VOIm-Ex04 | ANMLIET | o eI, AT 2 RIS

POME IS R | B2 ERNREZ AT, oA
7 VGN-Ex05¢ | 4UM0VAIT | FERS/AN I | GABA REHP [RIAHE STCHTAAZHME, VAIT ITUMHUGE
M85 T 2 B AS 5 P S o

ey i W 2 EAL N 2 RE T AR, 2 e
5 PP B, R RIAE A AR R
TR A1 B BEARAS R 1R i PR il AL

8 | VGOp-Ex06 | 4HfiiG)r

WA U FLEE H 2 =] DRI e 18] 288 Jir DA 28 1k — 20 T Rk (i R
USSR RERSAIRVN/I

I H AR £ LR H] e PR A B ] & SLAE e PR B

S R BRI B 51Xk

salemime |

VGB-R04 2024 %5 H 2022 4F 4 A

NEFELATR R, A MET MR AL BT RS, HA R R SR L
fif e 72, FIRITHE M2 kAN 2 755 18 B KA R0 o

(=) ETEWFWANHIRL

WA HIN, BT ARRZ S HARSRA BT, FE S WON T ZO AR
BRMRSSWN B ARITR .

AL JITG
2025 £EBE 2024 £E 2023 4EFE
A & 5 E & e &5 5
BRI 1,944.63 95.53% 211.67 69.71%
S uNIE 91.04 4.47% 91.97 30.29%
FEEWFZHA 2,035.67 | 100.00% 303.64 | 100.00%

2024 “E#E, AT LNP Fl AaCas126M™ F AR Z S TFIEX AN ATHARTZAL, I
CLSEILLE In vivo CAR-T. TIL. UCAR-T. eI B 25 A03ek F) 6ot SN2 AL, - TR 2y
DEX-AE 2 PN FS
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(m) FEZEEK

1. BERAER

(1) WEANMKE

NFIERGEFE 2T 3 B AR B AL ALHIT 7030 T A s R T & 355
TETFRH Ar=il. B H T 0 E 58 i

(2) WRRRE

AT EIER T LA RIS 6 B s, AN BRIG IR 2 H I KK R,
O TR R URE W 0 A 35 2590 e B B T I B B I PR BT FE A B IND R B B B
15 AR TS B« 72 T s B B BT JE i T B o 2 I B R AR R AR R

1% 2590 = I ST & I B

O ) BB P DAY S R AR AR A2 Wi PR 75 5K O 2 160, AR 6 T U AT AL
R ImPRSEREG . R AR SSBORSE R AL I . FERIE B i 5 i S5 1 L
LRETRENT R AAR, ESLIZ W5 C 2 RE AR KRG NOE AN AT A s, LASR
R LI AR Lo (RIS, LM [T AR A5 T 1) L A7 Jey L A A 5
% o

@l R HTAT TTRT B

FERIEIT R E)G o~ 7] Z I A SNE R L A5 7 R EESR, ik 25 W) it
fTRE. ARG H, B2 0P (RIS HEAT JEURE 24 R 8l 77 i) T 204 Kok
BT, PSRRI RS 1T

(IND Hi5 M EX

Oy BRI FR O B R A X 25 R ER T TR R SE R IND A SR HE
FEHEAT i 25 HE NI AR EGATE 7T B B H i

@Il R 7T R B

IND BniFn] 5, BUARRIGHRIAL T/EZSIRE 1. 0. NIRRT, B

BRI TR A B 28 S48 AR, H3E NDA FEMHESIY B IGARIRIE I, B H
HWH) CRA A, THAE PN FEIVIA. B, Bl Bl L8 i i 55 45 T
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JRAZERE P A, AR o B BN /e 2, O e e SIANAN e I N RS AT 25 = RE A
STl R e e B B

G il LT HFH B

FESE R AR IS JE , WRARI S R ST, 29I et RS 26
iE, [N 25910 GMP A7 25 AF el 17124 i B8 AR 192 52 25 BT R
TSRS A A S, B TR

©®_ETJEmt TR B

Bre B Rt SR H R 25 AR A SN I RO RN
PP L 3 B R R R A A5 P (1 3R 2 5 U 5% 28 DA el b 45 277 s, BT
W EEONH R TAT N, BRI 2, Al DARE 2 IV IR, E
a0 BT S AR SR A, AR 24 T TR SR T R

2. R

WEWIN, RAT KRG B, 25 E SR TEPIRE . RAT AR
WG (D AR R : Bk A=l B i FE R 2« 2B
WHFEM S (2) WKW BER. 477 AP IAGEE. ws L ER
s (3) BORMRGE R WEAARS . BllRSs . WKL, Bt &H5E
T RSS . (4 TFERM: [ R, RS, BMdobsudg. RERE%
B TRETH .

DN EVEESL T RN 5 3 P S 3 0 228 AT N T FE S AR SGAm HE AL IR, R ER R
T B A LS I 55 R AT 4% . AR H R T R T TR I M ER G VPG, 20Pl &
IPERIT , A PER R HE NS BRI B, AN SRR R 44 ok . LRI, %%
MAEREBERI A% P 45 A T H J R FEDUE L 45 & UCRIB I 44 3 A JEAF & BRI
PRI, R B R S IR, 5ol S AU R I AE

N E R R SR B T A et SR, 2 PG B R A7 i B iR 55 ot
B HER GRS RER, QUSRI R AT MR LSt po it
T, [ IN f DRoR A I RE AT B S R L I SR R o AR R I 801,
15 2 S AN T [ R U TR AR B RIW R 7 3 T RESORAINE 55 1 A 45 5 F
ffr, EFEEERMENRE, RIERWEFREREY S & HM.
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3. AR

NE A2y 2B VR AL, IR 7 RN SRS P i I L2 R A&
PRRREERIF G PFERELETFE N LEIE . B MR N 7 LE
BN ASERES GMP 2K, A AR RAE A 7 B g: @52 1 5EEI
PR R ORIER R %P B R HE SR LZHF R O, IND H#R R IR &
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29 FitzPatrick DR, Skeoch CH, Tolmie JL. Genetic aspects of admissions to a paediatric intensive care unit. Arch Dis
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J&.2018 4F 5 3 pH [ 5K A i R 2 53 o 55 Tl I 1B R A (B8 — L I B %),
e E B R SUCE W, K 121 ANRRIN B 3%, TR LI R TR i
A, FTEBIRISTT LS 25BN B2 ORI BUR B € St 1 S % ikdh: X T
2T 2019 4F 2 ARAT 1 (FARISITHRE (2019 “ERO ) 5 Ja T 2025 4 7
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TEESEMAEY), SRR A B SE R R IL, TR SRR A EE N, N
T SEIL P D e B JE4H 2R 24

H 1953 4F DNA XU @45 6 1 5 I LAk, 0t BE R /2 T AR 7 1 24 P o PRk
K, 1989 AEHERYAYT B UGH AN NI RIS, 2003 4F H [ g AL A YT 7 i
Gendicine (4 XA HAk ETiT, 2012 SR E AN FE VG ST 7 & Glybera 34l E 1T,
2017 4735 [E FDA #it#E & /MAEN rAAV ZEKIVE T 77 fh Luxturna 17,2023 4F FDA
PEHE AR G 4E = T Casgevy DilTe A, Bl 5 VAT 1816 Al g 48 5 D0 B 1.
AR E— D B, B8 2 JOE RRE RN AR B 2R 7= i b T AR A A o A P 2 R
BT P IRAT VRGN IE RORE IR TT 7 i 08 D A3 B — I UE AR, A7
A A T 2 B LEHZY)

(2) FERETT 7= i 428
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MRV TT 720 EIE AR AIE FALEI AR, SR RYETT AT B AR i 2R R R
7T SRAMERATT « iR AR S AR B E AR RN R B AR S 2 R g T RS, Bk
W

D 123697 5 o2k RN BRNG T SR ANE RRA T

AR IT 7 R B S B- Il mig s, ] DL SR TT X 70 ik A R A
JTERNERGTT . Hor, ARG R IR I A IR T TR R D B BRI
BERN AARH LSS, R A AL RIE B B ORARIRIEOR, HAZ O
T AR S DR Fr 9 ik DR i B LA (30, AT L vl IRBRAS B
s BT IR R ANBL R PR S S T AR R I R

RN DAY SRR B I A ob, 38 5 5 DY AR 5 A X L 4 i kAT
BB 3N, SRJ5 3 AN GHGE , f 20 Geid Ao i 4H P EE08) [l ey 21 JE AR
PARIR IR I 8 R SEIIOR B R I EOR . 1207 AR A 2 e VEAVIRIa T B sk
S0 AELERRA . [E SRS T A AE SR AL, RIS R S & BR T i R 4t
MG R GIRIAE o

SR A2 R iR AR

PRSI R G TT RN IT

J//' \\\

| |

\ /

1. $LI i e /,7'

o / \: A “’/
'\ ', /// ﬁ
N
R H B '\\
N, U
K}/“‘i ~ / \
N .
44 S L 10000 -
\ YN
P
LNP AAV

ZERSRUE: Nature, HJIHE#)
2) RIS RS AR R A

B SCHE AT I B B —, W] 2 4 ROt SEELAE DR e 471 Bl At A
G e L PR S 3 A2 R DR VR T 7 et T W P — A 2 BRI o A R AR U
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WIETT RCRA R « B2 M 2 5] R BIER - 22 AP EAR i el 28 UG« 24T
FHE = A PR AR 3 75 20 B A R, JI f 3 2R 5 A dE A
K, IR Z R B AL AR AT MR IR T IR 2 A R £ etk F B .
O 38
I B3 AR A TR Be N F o T 2 B S Y, LSS Y A 15 A O 75
(AAV) . 1895 (LV) . i (ADV) . W53 (RV) FUEBHES,

FERBRMAXTHER

72 5 o i AAV LV AdV RV B

FERI2H HEE DNA HUEE RNA XEE DNA HiBE RNA XEE DNA
IR E ~5kb ~8kb ~8kb ~8kb >30kb
BERE ) rpmges | wkmss | mMEs | TKERE | TR

Hﬂ‘ I\Eﬂ 7Y 7Y WL 7Y 7Y 7Y
4]

%%;ﬂ SR oA SRS oA SR

Gy i B s e o B

‘ , R RS R
FIEHET, | ATREES o | o -
EEFEH f T e, | B, miERE

s | KEAFEL, R | EEEA, 5| L A

. LT 2 i 2 S
Pz 5] RSP RS .
B R A BOR | AR (3 R4 B gl IR G

BN, RIS | AR, PR | RERIERRE | e | SRR
X G B R G | RRCRMINE | iR ﬁﬁAm%E &, A
% ! N ECT k-

FHH

FoRRIE: KRG

AAV AN B B A B0 I& B3 RT3, 78 BRI L RG I A 5T A S
N2, W AR S SRS e 2 IR . AAV B T A NEERY
W AR, 5% DNA T, A/ A ERE. HT AAV Bk H &
ZRMEER RN, BREANRSE . AEBURME . ZSAEAREM . FRE BRI R R
SHIEEE . T TR TS, DLAGERL Z Rt a1, ST AAV )
FERNETT BN T B N TR T

A+ AAV i)

AAV B IR R IT 20 42 60 FACH I, HEAEM AAV (WAAV) Z&—FhC

LI BE o J5 G20 AAV AEW) T 5T S EL T wtAAV2 58 K20 119 B 2 e B A /e
FESLEL T A AAV (rAAV) IR TR S5 AL . 75 1990 FEAXAT 2000 4F
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R W BAARELEFIER 2R AAV M5, 51N T 322 S 1A
JHERIEAR. £ 2000 SE48, JFRE T LREME AAV KRGS AR, DU SR 23k 5 1k
M RRER, R rAAV [2aetE, XEst 73T rAAV iR s, It
FORNS T BB AN, A E rAAV BRI d K3

AAV JREFRL AN, 4 HERY 20-26nm 1) =TS AT
4.7kb i Aq () B DNA KPR ZH 2H 1, FLREDE 2H DNA (1793 3 2 S 17 A 3 B 42 (TTRD
FEF, %7552 DNA EHilias K rAAV iR Bk a3 AT 7. /8 ITR 5512 (8]
SRR EEIGIX, S AR Rep Al Capo HH, Rep Z:K 32 B 41 50 8
PRI S, T Cap 4= PR 3 2267 5 7 4 R 2H 1) B0 2he S O AT - M 1) it o 5%
T AAV EREYT, FEIREAES AAV HEF AP AR rAAV, FFFEREEYT
R B

FAR AAV EEHAK —REH AAV HEHRER

R , R
a A LA AL 551
(ITR) (ITR)

PARER

L . LRI R
b L Ll P
(polyA) (ITR)

Wi IR PR

LR RLY

ZiRlkYE: Pharmaceuticals (Basel) , KJiR¥#)
B. AAV WILiE RS 4A

ANTF S R REAN MR AN AR, EARAFAE R B AR R AAV IEFEIRGE AL,
PRAETTZ AR S A AL T ET, BOMRREE. AK/AEAR
KR L LN H ARG FL S AR L s b 452 T 12 8 AAV IfLE 7Y
AEERL 1,000 Fh A8 1A o 32X 2 1175 06T 2% b 4 i B A 2306 AN R R AW 4, AR 9 g1k
AAV 1L 7Y 22 T8 FR) 3 R A 22 S 2 AL T R A 5E P A1 A W] AR XI, R 2 VP,
CAERERE T R E B OCE EMEM . AT, VR 2 eI AR 5 1E A A A
HAF TR REMA gL o AARIENIERIR AAV AR MH UG e S S0 EE i T
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ANFERR AAV ZAEFIH SR 7%
NP & 24k
A%Vﬁml VR W 5 Sk HRFANE
VI Ak B2k
N-ZEHE ) AAVR, UL PHXMHE RS S
AAVL I NHP e s / GPR108 . W,
FGFR1,
. HGFR, LamR, | AAVR, o .
AAV2 | NZ& | HSPG CDO JUFEE | GPRL0S L AR RS
=|
" FGFR1, AAVR,
AAV3 | A3k | HSPG HGFR, LamR | GPR108 T
O-EHEI)
AAV4 | NHP S / GPR108 fitl
o | N-ZEHER) LRI, PR AR RS,
AAVS | AR | e | PPOFR AAVR WE. . RFAE
w | N-ZERE AAVR, s .
AAV6 | A% R EGFR GPR108 i, TS RS
AAV7 | NHP |/ / / JFJUE
AAVR, FFAE. AR R G0, AL
AAVS8 | NHP |/ LamR GPR108 "
AAVO | A | oLk LamR é’;;{lf)é O, AR RS
rh8 NHP |/ / / XA R
rh10 NHP | / / / R RS, BRI
rh74 NHP |/ / / HEL

PR SRUR: Nature, IR

E: NHP: JEANRKEZY), HGFR: AF4NMuEK R 7324k, FGFR1: MeF4EdninAd: KK+
ZAK, HSPG: WilRZEiFEE AR, EGFR: REAKE T2, PDGFR: IfiL/MRATAE
AKFE T34, LamR: 37kda/67kda 2 K% & 524k, AAVR: RFHCH #5524, GPR108:
G HE A EEZ 4k 108

C. N rAAV fENEARRILH 55 A

TR, rAAV B OO 2R RVA T U AR, Rk IR DRNR 77 it H e
HOL R IEE AR, AEZRPORIRTT B R R T IE S, A DU B
SR ORSTBUN, BERGN— € B 1AM DH 1) [R] I A2 30 N 4 AR ST S
FIERA, R NEER AR, H b TREARRE, H DNA ikt 5 5 11
FIEEZH DNA BORBHTHIEMBGE, NIRRT IESARIR B T EH); @R #%ARE
AVERR S ik, B AR AAV & —MAESum i, BE A IR, 1E
EARIRE XA, HERGGET AR, KU rAAV 19 84A L
A] DU G S R BIR AN  Be s, R R 2 kAl @nT TR LS,
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rAAV T LE R R TSR AT I A s, S R e, i RE% L
R SRR AR, LT ] 1k ELAE VR YT RS SRS I S S R 2 H AR
P AR R AR B, I RAR YT RCRIFFEAR R E AR . @SZHF R 845 24,
rAAV ARG E R AL 25 CAnvES 2 HARA LD R SCHURT R IR HETR T
R IR B M RGAF QU R A B MR 4 24577 sURES B35 S v
RSk SR RCR, RIS F Ar i B 2R 520

@RI B A

JRE IR B R G2 DU BURE G T KU R S ) BBk . 2R,
AL — 2L [ A S XELUTEBRISR S, nET AR AR A FAE (W RV,
LV) LR Se RGBS AR 5 AR LR AR o e 2% fr) AR AE H & AR A 3
FLRTT R, AR5 AR i AN RO B 25 1 SE B IR 3K ) — 2R3 R T 188 R 4t
T EAFENRHEEGRRL (1 LNP) SRS L IHAKBRLSE R . 12K
P I I TR A S A S R B TSR LA ST ), JRERZGRE D) A
BRI R 17 T BA T

e feREE &9 (LNP) BoW FALERG R BORL
g L DN NG SRR L EREA T o ]
Yt | s e B4 TR R Ak | AT SeEl ik
sy | DB RMIENNE 8 | CELRARARE | RS SR, 6
N it EPR 2407 4 Bl 1 Wi DB S HL

o B, §T R A A 3

. EOREL S RO p s b ek | RS, R

ﬁﬁ% %%7J</EJIL7J(—§H“%Z %Ijjﬁﬁ/f”t }‘J—i 1@'%‘@‘5&%5? ‘l‘ﬁif‘:‘—‘ 1'&%35 %]jjbb’f't
ST [ % L He

PORRIR: FiRE W

HEBRRAORL (LNP) 52 H BTN H )iz AR s 8, i HomH il i
R JHERE . BEREAN PEG ALHE 5 DURN AL A4 N G BCVE S A, A R 1
BRILIEME . S PR AL, RN R R0k ERc s gathits.
MTEE S AR BARTTHE . SORIAAR HLIk R PR s i ZR S I3
POE T HAEIRN R EA AU T K K S AL, LNP 5 CRISPR (W40 & A i
FLB TR N 2 R i R )T T Bl —

A. LNP f&i/r
1965 4, 1ERNERAKER. (LNP) R HIRA, SRAETFEERE, S5
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J D) AR B PR S 9K 25 A% 3P 5 0 1976 4, JFURIR R GRAE R Ak
TR . 5, SMNE mRNA @S AR R AL S 2E F400. 1995 45,
LNP 3% 3% 1) /N 47 T 254 daunorubicin 3843 FDA #lb#fE 77, 2018 #F & 3K
LNP-siRNA #j#) Patisiran 38 FDA #t# F 17, 2021 4E#7 LNP-mRNA % i 3l
BT LNP BRI 2 D e A S s AR A R 2 UL AT T2 R L F T St
Bt 5 BIF S RIR AR BOR BARAL , TR 44 52 22 1O T LNP B3 AL IR 254 bl
NE PR R TT SR .

LNP &t i iR ot . [ EE . BEEA PEG A0 JIg 5 DU A 470 46 il B A0 K 2
BBIK RS, BENS R A BB RILIR 0 7 IR I AR WX IR Bl R A . — RS
ATV AR 1w P B o T SCHE R o DU 2540 1 O A e LA Mg B iR
R P P LT 2 i i M ) e B PR AN BE 2, M9 NP FOASSE N REBGEoRK
PE[ PEG ALHE B A+ LNP 2RI, BE AT DA S 545 G 5 AR e DRI B AE AR
PRI TE),  SCRT AR IRk SR A LA IS e Vs pH BIURTE R B R T, e
IR P PR IE s 5 T AR R G 5 (R I PR A R R O I LAy A B
TIRRIRIR, $2 w8 A R LR

LNP £ 2 A

RER
DOPC, DSPC, DOPE,
e

a

o °

AT AR SN
2

Dlin-MC3-DMA, SM-102,
ALC3015

PEGALSG G
PEG-DMG, PEG-DMA

Ao
Jfi KiDNA, mRNA, gRNA, RNP

PORERIR: SR
B. NH] LNP {F N8R 555
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LNP By mcate CekRARE MR  RAREEE CGaFEERE) K
TeHAT PRSI, R AERE R R 7 QU 2 BT 77 . Oy 41, 5 RV,
LV SR B EAAHEL, LNP A SRR R, Wb 7 REE R A 51 A K R
P B N RAR P AL RS, BB 1 22 st ORGSR, LNP [ %% 5
PERAR, AR A I RE 6 Db S B S L IR R A, 59 BRI LU S RF 2 R
452y, [E45 LNP BN KGR TT A G N2 AN o 2 ) BEARSRAA ; DT BAi PRl
LNP AR R ERcA BN, A DUEE R Br. 2 2R L& AR A 2 A
Gt T H

ARG K EaH R

LB BL Toie 2 a3 AR 2 AR S AR [ A L3S B8R, 38 HONANTE,
PR, SRR T FE AT S oot M A IR R Al KITRE,
B R SRR Bl G S B R . IR RR S R G =2k LR FDHER .
BAR (U0 rAAV 55D EPR NIRRT IR S RILS (B PR R 5 1E NOAE I JE 1
REELT AR T AE BRAE 22 55 3 B0 TR LA 5 40 S 2 S 2 s 5 7B SR 22 4k
FAFAE, DR A 7 1)K 5 s i G i A e/ O B TR AL 5 BEVE BE T BRAR S e SRk

SR, ARRTFREIEAR R (W1 LNP) FE#E G L R A KK BB &
B R E5 IG5 T B LR AR A, H 3 TR I AR Y IR ORI R . =
RN ZAmE: DL S PN RS TN L AN 78 70 S5 FE AR, AR T Bl I bR 454 ST 7 1
FEFE T AR DR IR 5 M BB, 8 i OB 1 5 48 B 08 15 M 3 128 TR M o AL 3
W, IWIMERCR . KRt 552 e 2 (8 s2 I R AL HE S04 5 )72 A AR 5
Y5,

3) FAEFNLE 2 B BRITE SRR 9T

OFER BT IE

FER B AITVE (Gene Replacement Therapy) %0 H B2 8 i 7] £ 25 1) 41 g
e NEA IEHFIIRE R, BURBRME K542 R SE SRR, Mk E
MR IER hEE. UL AAV FAREbiE 3L RS AT o8], Hyasr il an = Epr
N AESSZARREBI AR EAERT (WTEQO) , PURELTFEREF400E
2H 5 (U0 AAV 3246 BTN, AAV B N HEERH (L TFE Q@) #EN HFr4iiE,
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FAE— AR RENEL T AT B s A &R R AN Zs LNEG®) 5 ARk
(IR A LA K AT e R HL A D) i A A e A IR R S5 A AR Ak, & Y — kg A2
(PLA2) fiEfbI, FvFmssfkikR 2t (WTFE®) o R AAV i
BRI IGGZ AL ULEEAT B (LT Q) , sl AL R A A A2
Mzt (LNEE) « AT, ERERITRER, Rekshilzmd,
FERS LR ORI (R IE©) 5 IRl mT BLE AR A h LA T3 1
BRI iy B ARE AR L S AAE R WEE DNA (LR @), A5k
HEE (L TFTEE) MEARGE (LFEO) .
ERERITIERTHLS R R E

oc/ 0

— | v
Nuclear

pore

complex

ZERlkJE: Communications biology, #JiH % i)

@3 Kl g 4972

BN w4775 (Gene Editing Therapy) #&$5ilid B B & RN AT 1B E
BIER H 35003 B TR S5 R 2 IS BRI K — SRR TT B o 5 4% Gy B R B AR s AN [+
FCIH AR b 78— AN MR IR, T2 R FH RS v 66 (R g 8 T B E 26 DRI ZE 1 H s
BT R EBUE S, MWRA RS IR B R T Ee, SRS 7E R 16 77
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R ST B AT — S L R AR E R T MR B, Bl T e R
LR A5 516 ) ML AR i 23 1. (SCD) A1 B b3 %E. UL LNP &
4iifi%k ) CRISPR 2GRN g B, HAERNLEI W T

HERRETENSRE (UL LNP-CRISPR & R 4758 41

LNP-CRISPR AAV-donor

LA : 148

| /V CasvER l | LA 2
A /

— 5.RNAFEIK s =
3. Wtk fle l
N s 5 m e

Cas9
mRNA
~JSe 7
4.LNP [ fg CRISPRICasOF&R . IV i5T
HRRE s \
RS b . COm—
MRNOUR v wesns
——
1L 7 N /
e . VAN Z N7 7, \V4 N\
AR gl SESTEIRSAA BRI

Rl Mol Diagn Ther. /1R i ;
T AAV ERVE AR ) A sk v T 2R R A B

AL FER G E A

N g T AR R AR 7 N A B TR 3 S P AR e VA IR g (i
% I& M. ZFNs. TALENs) [i] RNA 5| 3] CRISPR/Cas ~F- & s #E: Fi#8 H K
HUE A E 1 S5 A S PP A0 T U5 3 OURE TR, HL AR R e R (R
THAEEE . A SRR R T T IR RS R DA sgRNA Y ¥ i, 23 1%
8T TRAUHEFE IR T T 2 A0 S 4B AT AT 1, T HES) 2R R 12 51
SRR PUERYRE, poh B TR IR R g R, (BT TR AR B ) 5 A )
21 g 2 1 v PR R R0 R A O ) e R BEAILAL
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R BB ENEL R R AT

B CRARARD

TH 5 5 JR PR
s | T RRIEDVEIRSE DNA RS 0000 | IS, REEIXIPERIES AR
PR bR R g A (LIS, FAR R B S
L ’ Ju EE’EES%TE hl s >
Jen | MERLERTE BRI T igﬁﬁfigﬁ§$§gﬁggﬁg
AT T £ ML R G St Eﬁi’ ¢ A
BB AE R A G B LR X | B K P R T T e o P TR A s
TALENs | i SEiFMIxt e, b ZFNs 5 T8 | SRR 0 SRR SR A7 7R, 1T BE SR 4 A
i i
CRISPRIC | FORL %, SIFHRAE, AEOSFINTG | BRI OYAA R — A, A RS
o e | WEAERG RIS, 7R | HARERI R, o F R Al
IR BT 16 R A 5 R 385 35 R R A

ORI KRS )
B. CRISPR/Cas &% i/

CRISPR/Cas F Gt 240 H RIRAFAER] RNA RS, REEFF TR 2
RNA 5 DNA BB SR, 20 1 & SOF AR B AR 7k DNA R RE T8
FF BRI BB R A T, Wi R N TR H 5 34, R — 2P minl X H bt A4
BEAT AR« mBR . FEAHR AN EE A, CRISPR R CLloy L it 5 M 2w
MTH, LHEROAEEYEY. B, mWEM. shV)as s M S YU 2]
TVZ N, 5 LT A R 2 48 7 2 A bE B EE DR P 3 AN L I 3

Cas 25 (CRISPR-associated proteins) , HJ CRISPR A& A, & —Fhi%E
WIS, AEfBIRS) DNA 41, 0% DNA W, ScBlER R mEs. Bl
72 LR 2w R A0, IR0 Cas9 (T SpCas9) BAR A i VBARFR AR K (Z) 1,368aa),
Uk Ik R PR . AHEL Cas9 P AEI°F oK, Cas12b YJFI 7 A ARG 14 A oy 58
AR TFRVEE SR (HDR) Al b AN, 7EFEAR IR XU (TR B A 4t
WL A TR T AR R e 5 T HIE#E . Cas9 5 AaCas12b B XL

THH T
Cas9 5 AaCas12b EHNT

i Cas9 AaCasl12b
R SR AR, BIE. TEEMN | MR BRIk S TREASE,

e EER/-E=1 16 E N IELEHE) W

NTFEHKE 1,368aa. %] 158kDa; AFHE K 21 1,147aa; K%, HEE KT
N e | FIRERS NLS THREAL, (HE KA
JF AT B g g

i i | 2 NESHE TIARPATEN SRR | o 8 ot 37T mbrELE 0/

45

TS
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YR Cas9 AaCas12b
EikfaeE KRR, B, RIERSG. | iR IE AR TR R T
Ak T2, IR EiHERdEfL 37C FA %k DSB 5 Mkt fE

HPAERUAE 37C R A RE W RED) O 3
UTEERVES 2 KO FLEN YA AR A R % BUIERRZIR, o e i g X

MR =
SRl MG T H: 2T exvivo 5 in | ANGHE T LR fEEATBURIARN
- vivo 1) 22 35 g 8 K PEAh 1961877 [r) 5E BAR
Bt £ CVC P[5 Emmanuelle Charpentier £
et Jennifer Doudna [#IP\; Broad FF& 7k | HHRFE 304 B /AL 5 40 s 5 Be

Iy\ij‘_

PERRIE: SR ; ¥ CVC FEETE University of California. University of Vienna &
Charpentier #1541, Broad [4 &5 Broad Institute

C. JEHNYmEHAR MK B e

e DRl Gt B AR T A GRS URE T 22 Cas9 MR &R, M LRER, miRE
IR AR AR IHBT B, AT R piSE b Tl B s 8 PAM 3
AENE L AR T GRS T R TG0 5 573 e AU, DT TR B mT il L R i R mT
AT 2 A T o IRNGX — 7 1], 4 Ak DB R B0 A JR T Casl2
KIS, £ PAM ke M 4n -1 & KL E gRNA TR 247 50
BRRE ), BN L ) AT A I R o [, 5T Cas SR FE A
REfE HLIE L Cas9 AR I 2 BR 1, 38 G [ A Ak AN 2 B AN RN
J2 S A R R ORG BAT HH v B (8 R St v T 2 L B 0 5 22 [ A Al g 2
GmAR VAT 7 R N R R G 4 R B 4 TG T R R I DAL S AR . e Ah,
AR, EPNAMEL R2 W TR A RGUNRER “RNA 5 N AL R 4 48
(RNA-guided gene writing) 7 FIVEFIARSGWAEPEAE, T 523K Fr Bt
DR RIS HE N

(3) CFRAL LT AL RIR ST 7 i

B A 2025 4F 12 H 31 H, FDA 1 EMA #0483 VG T 72 S il v

] e i~ 2005 ERIRAR|  EREKHE
MT697 6 N H RELEJLE RN
Wiskott-Aldrich ZEA1E (WAS) 3, %
Fondazione |J&[H &1 |55 B & JUEIE WAS R, HIGEGH# .

WOV felethon ik |l FAREH (HSCT) | HEAE / /|FDA2025-12
PN B dTE (HLA) DLRC SR
TRt

Papzimeos|Precigen i’é’f‘ﬁ ﬁ?%?ﬁi)\ﬁ?jﬁﬂ?ﬂ&ﬁﬂ%%ﬁ@%ﬁ ~50/4F 0.03|FDA: 2025-08
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P RFECREYER AR ABRA A AT CHRARARD
?ﬁﬁ% \/_,
FRg | EBAR | fEFRE E i e 2% THEA DA
Jt)
Abeona \ . . . s
BEREAR TR RO B LE B S SR AN B K ,
Zevaskyn "Sl“herapeutlc e Tt B AT (RDEB) M (0 ~310 0.02|FDA: 2025-04
bTC [T R 18 A RULE. R, FDA2024-11
Upstaza/K Therapeutic HEBAR |07 LEEFEH L, B RAEERM T 370 0.56
ebilidi P JT % ﬂgﬁ% L-2 RIS (AADC) 2 F 5 lEMA: 2002-07
HFRI7 BE RN AR E R R
Orchard %%’fﬁ (MLD) E‘]}Lﬁz%%‘; @%%Eﬂﬁﬁ'ﬂﬂ%
Lenmeldy |Therapeutic o HRAR LA (PSLD « EIEIRIFIHE D ~425 0.43|FDA: 2024-03
s ! R (PSED) B L1754 T R 000
(ESED)
ﬁﬂgﬁ%Fﬁﬁuﬁﬁui\ﬂﬁm%m%$
Lyfgenia |5 544 ;_%25 14 (vaso-occlusive events, VOEs) 77 5] ~310 /|FDA: 2023-12
RN R
HFiR97 12 % KU EBEFRILL R FDA:
CRISPR e |2 2023-12(SCD);
Casgevy |Therapeutic ﬁéﬁiﬂ (D) R MM ERSR (VOCs) (08| ~220 1.16/2024-01(TDT)
s KA (SCD) ‘ EMA: 2024-02
(2) M RH R p-H i3I (TDT)
Sarepta FEE AL FHTHITATER 4 5 & UL B RIS
Elevidys |Therapeutic ;iﬂ; AR (DMD) H¥, HIZLHIIGE ~320 8.99|FDA: 2023-06
S TI5 IDMD 5
HAFHIT RN K ILEE R R M E FDA:2023-05
Vyiavek  [Krystal - (FEDIEAC R EHRARAE (DEB) MBF UGN, 258 o 0 3.8
Y Biotech  |J7ik  [HAUFAEVIVERIH al 8 (COLTAL % | EMA2025-04
Adstiladri |g, REREBR|\HFHTEE. B (BCG) BT LN
[ ; . ~ . : -
b R b |z ovse) | 20F 232{FDA:2022-12
F TR T N 2 AR (o R PETRE L A FDA2022-11
R A T IXEZ) B 5B EHWIEAE
Hemgenix |UniQure ;_;_/2 SRR T IX TRGi6RYT, S0 A/ H AT ~350 /
TEAESE J2 B A i i, B 55 R A P 1 EMA:2023-02
S H I
FTI88% 4 217 % 55 5 5 4SS0 14 i 2
R A B LR A UE RA R (CALD) #i43)
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(9) Intellia Therapeutics (NTLA.O)

Intellia Therapeutics, Inc. 32T 2014 4, & — KAV ~n], BT HIH
CRISPR 2 [X] 4 45 A1 At AZ 4L 5 AR TT 5 R b AL HL AT T 7 V6 58038 1 97 1%
Intellia Therapeutics iz H 2T CRISPR 124 F gnf i A . A% R AR 5T 49K i
R (LNP) , JFAR B4 A JE DR VE 705358 7 i o

2. [FATAETT B B B BB

N RO B AR 25 el AR SEHERTT 2 R 5 A S AL
ARAF, JHEERBCHEE . BT AESRAR, TR, Bk ENEY
A b A P AR 254 3 N E I PR R o B B S B M AL, R H i 9SSR
HEEEN S S an weMERFEATIE BT AT, ArgdaEEs . BEAN™
dt S ANV RS 0, SR AR BB 2k . AEET 4. CRISPR Therapeutics AG.
Vertex. PTC Therapeutics 2 Sarepta Therapeutics 3£ 6 5% | i A &1E N E4T VAT EE
Aa], HEERAT:

|
| 20t | DRE R b | s | 0| R g o
NGBS ﬁg R & AR mEE | WY o ﬁﬁ?‘ IND 3Rt 7
o N = B (A
) 00 ™ g7 7S) 4 mEE ()
B EH 2171.HK 2.45 / 1 1 / / 2
liaesty| LEGN.O 29.15 562 1 / 3 4 13
CRISPR
Therapeutics CRSP.O 26.78 / 1 / / 2 1
AG
Vertex VRTX.O 274.79 / 7 1 3 4 1
PTC . PTCT.O 32.00 / 7 1 / 1 /
Therapeutics
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Hfr: it
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Horr: BRI 1,944.63 89.71% 211.67 | 65.00%
Horr: SRR 91.04 4.20% 91.97 | 28.25%
LNNIE 2PN 131.97 6.09% 21.99 6.75%

&t 2,167.63 | 100.00% | 325.63 | 100.00%

S AR, ARRE NS E 38 0 T3t 325.63 JiJt 2,167.63 73
J6, BT IRE N A G TR SRR BT, EEN SN EEORIE TR
BN AR RS

() EEEFA
AN 2023 FETENION,  HAb A A T 3B LSS WO E R P L

IE
i Jion
B2 P wtaw |
20254R
bsD) AR TR A A BRI 924.53 45.42%
WHRED) BRI 763.08 37.49%
A ZWHINEWEL R AR AT | R BRRSS 170.75 8.39%
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Bt AR IR A A FERFR . HARRSS 97.17 4.77%
Bl AbnD EVEGRHE A RA A BAR MRS 49.53 2.43%
&t 2,005.06 98.50%

2024 fEFE
IR BORTRL. BARRSS 179.97 59.27%
65 A M AR YR BB A IR A TR 70.16 23.11%
b5 AR TR A F BORMRS 34.65 11.41%
LR R (b0 AYRHE A IRA F BARMRS 18.87 6.21%
=as 303.64 100.00%

Vi 3[R P NP AN R A IS, DR RS REE YR (R AR
A LSRR AR 2B AT BR 24 7] K BRI RRAE I RHAT IR 24 7]

HH T2 F RIAE AT it 1 AR SRAE BT, 22 R E PO 32 BRI T BRI
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(—) EREMABRERBIER
1. FEMBERIE R EZH

ORI JE AR B A FJEURE BGE AR IR, W A3 3l i =5 R alGrU e 4
R AR S . I, AR EEEAPEH RIS S0 T

BAL: JiJt

WA 2025 4EE 2024 £EE 2023 £EFE
AFEA 1,219.92 1,821.99 2,621.20
JiR Ak 233.24 191.17 77.67
(v 170.35 144.62 36.39
Tk 146.15 114.34 30.91
&t 1,769.65 2,272.11 2,766.18

INE] 2023 AR 2024 4F 3 B B AR FIFEAM T ERE = SR, 2024 g, 28
KAEYTFERIRB AT AL AE = 2R, IRl SR A B 1R R I 36 T
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FIREZ R (hED) HRAH (v 144.62 6.36%
P e B R A T SR I T 1o 4.60%
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iR A AR A A AR . AR 722.89 26.13%
TR (i) HEARAA WAFEM . SR AR 242.44 8.76%
S R AR A R A BAIFER 157.07 5.68%
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o 17 S i A B 35 AR IR 55 476.57 8.73%
2024 RAELE BARNRSS 368.87 6.76%
FE | s 30 ErgARERAT Ak 55 288.47 5.20%
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e 2 SKh R AR R N RS TS, B Ih . BRI LIRS
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A BORFIBATER A 7] 5 25 WA BT AT 2 W BRAESHT 25T AT BR A 7] . F i 2 1 R4
EARHARAT . Rl AEREARSARAR . R RER 4T AR AR R
FEAW R AT AR AR . IR SERAEMTEARGIR AR MRAEMR (L) A
RAam]. Mgk (LRig) EVEARERAR. Mg D EMEARAERAF; MEEH
BT MBEAYIVIIT CRBD B A IR A= R B R EEVBORAR AR BEYEY) B
B (TR HREMREAAIR AR BY ) EMRHEARAR: T,

(Z) EEEFRERRBEHER

WE N, AR EEEIRRIETE LT

HEYR I H 20254EFF 2024 4EFE 2023 ¥
" &8 (o) 484.44 541.33 312.40
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X K D 9.26 8.89 0.58
B (/D 3.46 3.50 5.40
&H o) 201.75 213.02

A | R ) 0.77 0.80
B o/l 262.05 267.44 -

T2 2024 S Ja FHZR KB A = 2k, P st Fa Al BOK AN AR, AL FURIK B 125 B4 85 2023

FEEAPT T,
(M) BT RABERN R REELR

WE AN, AR A S BRI RS JEAR AL R E IR SS fiE

W ARl MERHE &2, B THERE B, PRI w B R IR 55 R e 4 i
Ko
A HIN 2 AT TR R R R 1 an T
L STt
BE VL7 44 R KA 2 KMEEM | HARE R
20254 &
St M5 S 5% 1,054.41 9.66%
Hh [ER 5 B S P 7 R R % 820.00 7.51%
| o i T R 2 ) AU 372.93 3.42%
WA GEX) BEITHARARAF WA IRSS 319.70 2.93%
IR 2R A PR A HLGE S 5% 305.32 2.80%
&it 2,872.35 26.31%
2024 fEFE
T EREE AR A TR A A W IR S5 870.74 7.53%
VAN M SLE RS 558.18 4.83%
i R RS 476.57 4.12%
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20234EFE
i A WA IRS5 942.12 7.04%
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CIVAERYN KM A5 KMEH | HAPRG LS
TL TSR LA ) 2456 BR 2 =) WSS 872.01 6.52%
LK Ei W ARS SR 809.80 6.05%
R R B A B A B AIFER 722.89 5.40%
SRR WA RS 678.66 5.07%
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Ve B[R — SERRfE i NS BN A T, Ah R B E s LT A R X =IO
JEHRAF] . LA mdr e A IR A

I 2> T ANAZAE [ B i SR A o 24 4 SR Je B B4 (1 509850 ™
HARR T DB R RS DL, SRR R AR A IR A R R LR S, A F]
LHAEBR . EhaEmI N EF. WF (BUERFID - mBE AR
BORN 51 5 FaR HAl B R 8 A AFAE RIS R

7~ ZITARNEZRBEE R~ TR~

(=) EEEEH*

A 20259 12 H 31 H, RAT AR~ EEAN 8,651.89 Ji7t, MK E
N 3,645.15 Ji7G, B [E E G A G LA .

BT TG
3| T T SR AR Eir#rH JRAE HER i T A7 4B
HL#s % & 4,109.09 2,292.39 - 1,816.70
N TS 4,136.69 2,389.08 - 1,747.61
1% 396.74 316.66 - 80.09
INAE 9.37 8.61 - 0.76

Bt 8,651.89 5,006.74 - 3,645.15
1. BRREFAY
(1) BEHEF

HEWGEIAR, AANFEEEAHT.
(2) M H~

B 2025912 A 31 H, RAT AL FARFSE R =48 12 01, AR

1-1-192




R FERTREVE B A IR 2 A

B CRARARD

0 2 ¥ 12 105-32 5

BB | HWEA AN | R Hih I Fis
KR ZFE. S ¥ T VR AR ORT X A A .
- ;;% _ L I\
1 R REFEL T 1,968.76 Wegk 11 2 2 EpRH 2025.11.1-2028.10.31 | k. A
TR e N bV T T AR ET XA FUN
2 WA A KELR 190 He 11 B 3 bk 4 12 2025.11.1-2026.4.30 VAN
iR AesE o v TR AR G X A A ) N
3 WA TR AT REDHR 190 Heite 112 3 4 )2 2025.11.17-2026.4.30 VAN
S —
4 g R RELR 142.46 %&Iﬁ{/fbﬂﬁﬁ 2025.10.15-2026.10.14 fift %
il 1-5-1-2 5
N . b 3 T AR R X LR BT A
5 TR FHKEY) 65.86 B 108 F 8 & 1702 % 2025.5.1-2026.4.30 BTN
- VR 2R T X AR
o | DIEERAREN L o | 12105 | 1857 33 ot 2025.7.20-2026.7.19 | Hi T /A
HIRA A 1401 =
o b VR AR OHT X R A o .
7 Al &5 KEFELZE 158.1 1650 F 4 2 302 % 2025.9.1-2027.6.30 RILAHE
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EERAF E— 2 B #BAL
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alith KRG8 % 8 = 346.76 92.98 26.81%
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(Z) EELHE™=
1. M
B2 2025 12 A 31 H, KAITALETFAF TR
2. EH

WEAHBRNBEEH, KIT AL T A ARG A RBU LA 13
Wi, BEAMIBURBILAH 9 Til. AR T2, ZJRIRRRBURT A R,
NELREOS WA BB A “Bs-t: IR FIAHSR N7
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AR e R, AN A AR B

B IR S5IZ) AR AR UG S

THGIRAE T 2L
(6) TI=AbE I a
L STt
i H 2025 4E & 2024 #EFF 2023 47
fd IR B 7 ik B A5 R 145.89 -1.60
fi] 7 5% 7 Ak WA A 2.66
At 145.89 -1.60 2.66

MBI, AR5 A E A a2 AR E AL

PRAL B AR R .
(7 EMAMSL

Tia &Ik, AR AR

WA S, AF]FE AN 517 188.68 Ji TG 203.68 JiJt M 56.60 T3
JG, EERNRE S ARIENANCH N 67.35 Jigt. 8.43 Jigt K 12.37

JiTt, ERRNmIEIRE S .

6+ BEOL T

) 1 2 BRI SRR 8 S BRI BE AR R AN AL P A3 o A AN B it B
B3 H 5 T AN BIRS St Y BB OB A LA SR AT N AT REAFAE RS T A A

B I
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(1) Bl LM

WA, Aa]PFi 4 M2 REERL, SHAEH N 13.62 3G
9.98 J3 G 44.05 Ji TG

(2) H{ER

WEIA, AR A TR B MR BT &, BUS I R IR
217 e o111 1 | A S - /A /W €0 K T

(3) 4k 3 Ht

MBI, AFB AR LG, AL TS, RS
b NS o A e o A S 23T

7 MARER R R THRTRAN T BN
(1) TR B A S AFAE R AR IR 1 S5 R 50 A

HE BN A TS50, 2023 4EF . 2024 4FEFF )2 2025 4R, A IH)E TR
8 ) AR I RIE 5 0 N-27,374.83 Jioo. -22,318.21 JiJuH1-21,741.25 JiJt. #&
BHEIIAR, A8 B ARRENT IR 14,228.37 Ji TG

) A AT AR A BAFAE RTER AT 45, L E R R A R B WAL BORRFES:
BT HeBR T 45 IR, A SEIUH TR . PR K.

(2) ZIHHAT CHRR. @B MmEm i

WA, A F EEIE BB T RATIIGRE RO AR BB G
PR A2 RRSERE N BT A SN AR oAty 3 2278 S 3l B =5 7 A5 3
FEANA S REEA T IE BB HIASE « BRI IR, AR R 5T 58 & L a5t
VEAFR AT 11.64 1470, BEANET —ENRATIRGHUEL, MW EIZT &M
O3] T R B A HATAE R AR GRS 7 BRI DL AR A R EIE B & TSN A
ARG A B BARE PR AR 7= 278 ] RS 7 A 2 2 AR

BAEAHEBUB2EE N, A7 H T Jer b, MRS A
PN B 2024 Fild, N AR SARRGSEATG K Bl A=
PR, o AR SER EERIT A B R R SR R K1 o A WSV PRUEAE JE Y
WSRILE A, REHAIREFTREAEARUCRAT L5 —E IR W AR SEAAAE, R RIR
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T 1R A RELRSEY K o 2 7] CAEATA Bt B 5 25 = B/ — BRI R,
Pl “S =" KSR/ — SRAT NE SRR (0D W55 R/ 2~ AR
A HAFAERF BT 10 N B 7 i 1 2 ) 18 R B M HAFAE R 25 35 1R XU

(Z) BERESH

1. B’
HA7: St
2025.12.31 2024.12.31 2023.12.31
H & e & e & i b
WEhE” | 120,104.98 | 91.89% 18,834.89 |  56.76% 29,690.25 |  67.33%
e BB 10,601.33 8.11% 14,347.32 43.24% 14,409.50 32.67%
MM | 130,706.31 | 100.00% |  33,182.21 | 100.00% 44,099.75 | 100.00%

2] 2025 FAR G BAUSRSN T S AUE KB Z, TER 2025 FF4 7] TE R
=R, WS i AR I BT R
(1) FBNB S5 7 Hr

RN

A ARIAR, A mIR Bl B A R

HAL: JiTG
2025.12.31 2024.12.31 2023.12.31

H &M )4 X b &/ )51
TRmBta 94,367.04 | 78.57% | 11,929.26 | 63.34% | 27,510.72 | 92.66%
TR | 22,066.46 | 18.37% | 5,016.70 | 26.64% - -
RS K 310.01 0.26% 3.91 0.02% - -
FHAT KT 514.39 0.43% 494.33 2.62% 883.53 2.98%
ENIVEIE Y 76.87 0.06% 71.00 0.38% 48.78 0.16%
1717 789.19 0.66% 930.05 4.94% | 1,030.24 3.47%
HoAtn i zh 5% 7= 1,981.01 1.65% 389.64 2.07% 216.98 0.73%
REhE=&+ | 120,104.98 | 100.00% | 18,834.89 | 100.00% | 29,690.25 | 100.00%

2025 FAR, N HLAN B B AU K, TR 2025 F 58 M =R AL B

AT i AR I B R B 2 w1 A B B B

H IR AT BB B = L 4 3 N 92.66% 89.98% K1 96.94% .

(2) ARFBhB 7 b
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IR, A F AR B GBS A SR -

HA7: STt
2025.12.31 2024.12.31 2023.12.31

A &5 e &5 )29 &5 i b
SIS 259.02 2.44% 352.75 2.46% 265.39 1.84%
[F] 5 % 364515 | 34.38% | 4,689.50 | 32.69% | 525153 | 36.44%
e T - - - - 666.37 4.62%
g R B 2,36456 | 22.30% | 3,934.08 | 27.42% | 3,633.17| 25.21%
LI~ 15.59 0.15% 39.80 0.28% 34.56 0.24%
IR A 2 715.16 6.75% | 1,090.96 7.60% 341.45 2.37%
HoAh AR ah 55~ 3,601.85 | 33.98% | 4,240.22 | 29.55% | 4,217.03| 29.27%
kBB~ E& | 10,601.33 | 100.00% | 14,347.32 | 100.00% | 14,409.50 | 100.00%

ANNCIIE | S¥/iy) 7 g S N & 1 11 D=l O [ 5 V- gy L = LB [ B vl gy v 5 i ey
A IR B 1 S AR B ¥ 7= Eu s 4373 90.92%- 89.66%F1 90.66% .

2. mEs

ISR, A w0 T3 S e 8 A an T

HAL: JiTG

#H 2025.12.31 2024.12.31 2023.12.31
AT 94,301.32 11,921.84 27,510.72
A 65.72 7.42 -
&t 94,367.04 11,929.26 27,510.72
AN HA) 78.57% 63.34% 92.66%
i el BE 7 LA 72.20% 35.95% 62.38%

WA SR, AR M TS AR EE B 5] 7 58 92.66%- 63.34%
F 78.57%. AFRMAELE N L. 2025 FK, AaEmELnRLFER
N E] SE R RN Y, B I AR A B R T

&

WE WIS HIAR, 2~ m JCAF T BEAMR BT T 55 K S PR 1Y
3. o EERE™
WA SR, &

T B4

)=

A2 Gy P B 7 B SR

al
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B JiJ0

#H 2025.12.31 2024.12.31 2023.12.31
SRR 22,066.46 5,016.70 -
it 22,066.46 5,016.70 -
Bl B LA 18.37% 26.64% -
i el BE 7 LA 16.88% 15.12% -

T IRE R SERRCR, 5N A TR B 08 T8 4 T S pa
T3, 2024 R, 2025 FEEAL G SR vt e R0 & L (S sh 5 7= KOs B P b
B o T S S5 A AR S N — LN, XA &) 1 3 i sl i A FAE
HRAF]FE

4, MNUCKER

IR, 2w RSO I AR L T -

BAL: Jit

B H 2025.12.31 2024.12.31 2023.12.31
IS 3 AR 326.55 4.12 -
I e £ 16.53 0.21 -
AL T K T 4471 310.01 3.91 -

A A, 2 5] 0 SO 3k 3 T e A RAZ BN = 4
5. TATERIR
(1) TRATZRIAAE 5 53 Bt

s AR AR, A B FAS 3k I 4 %0143 1) N 883.53 T3 TG~ 494.33 TG A1 514.39
FiTt, HAFRENE LRI 9N 2.98% 2.62%F1 0.43%, KAT Ao 205
T BN TR A AR S5 3R SRR

(2) TAFRIK &S 734

HA7: STt
2025.12.31 2024.12.31 2023.12.31
e ﬁﬁﬁi ) gﬁg el gg el
LRI 425.15 82.65% 319.07 64.54% 876.18 99.17%
1455 24F 14.77 2.87% 172.96 34.99% 7.35 0.83%
2R 3 72.16 14.03% 2.31 0.47% - -

1-1-254




R FERTREVE B A IR 2 A B CRARARD

2025.12.31 2024.12.31 2023.12.31
N T KT T
W B ke
pe o pe 2 g 2
3FELLE 2.31 0.45%
&1t 514.39 100.00% 494.33 100.00% 883.53 100.00%

WG IR, 2w P UK S EZON— AN
(3) EWIRFIR,  FUATEIRAT 1044 FHE N 1 0

WAL JIT0
o PR
vy KR | KRB LB AT S5
(%)
2025.12.31
EMRIEEL R (L) FIRAH 72.05 14.01 RER
5 H R @ 4 L R 60.32 1173 | IWPRARS %%
¥R AR PR S BT CGEE A O 48.95 952 | LHIMRS P
T AR AR X = IR R PR A F 36.73 7.14 | R R T
bR RE PR A 32.00 6.22 | FARIRS
it 250.05 48.62
2024.12.31
AMFEEL R (R HRAF 167.11 33.80 LK
B GFED VR RA R 69.40 14.04 | HARMRSS %
MR A A BRSSO 54.82 11.09 | LRSS %
bR R R AR A 32.00 6.47 | HARNMRS %
g — NREE P 20.24 4.09 | IRKRIRS %
&t 343,57 69.49
2023.12.31
EMRIEELARE (R FIRAA 192.35 21.77 R
2 A LR S R B A 7 108.14 1224 | BRSSP
B G5FRD AR R A A 98.77 1118 | HARMRS
sl WA HOR B B A R A 90.57 10.25 |  HIARMRS
b K A A B 8 ) LR R A D 71.98 8.15 | RIS P
it 561.81 63.59

6. FCARIHEK
WA, 2 m] HAR S YGRIK AE 73 3 9 48.78 378+ 71.00 J370Al
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76.87 JiJG, A ARG I 43 A0 0.16% 0.38%F1 0.06%, HHIAR, H
Ml 82 ISR 15 R B B R L AR
7. Btk

A ISR, ARG ERKIMNES 5N 1,030.24 Jio6. 930.05 J5 oAl
789.19 Jigt, HAEIRENEFEHIEE] AN 3.47% 4.94%F 0.66%, = E N
R PRI R IRIG AR W BT 75 A0 SR A L B JE A R

8. HAhsmzanHr=

WA SR, AFHEARsh g = BAREanT .
Bfr. it
ZFR 2025.12.31 2024.12.31 2023.12.31
FEHRFNHE TR 1,981.01 389.49 216.84
THZ AT 15 0.0011 0.15 0.15
=a7a 1,981.01 389.64 216.98
WA SR, AR HEARsD T 3 25 AR A K0St R 4.
9. EE®k=
(1) [&] %€ =) ik
WA SR, Aw] e E s T
B JiTt
2025.12.31 2024.12.31 2023.12.31
HH W T MK T MK T
=4 =4 =4
PN i g |~ i | "
HLAS 5% 1,816.70 49.84% | 2,382.93 | 50.81% | 2,471.18 47.06%
X FE 4 1,747.61 47.94% | 2,187.56 | 46.65% | 2,636.57 50.21%
BT i £ 80.09 2.20% 116.73 2.49% 139.50 2.66%
TrAHES 0.76 0.02% 2.28 0.05% 4.28 0.08%
it 3,645.15 | 100.00% | 4,689.50 | 100.00% | 5,251.53 | 100.00%
i 52 % F7 RS Bl 5T 34.38% 32.69% 36.44%
[l 5 TP LA P 2.79% 14.13% 11.91%
WEWSHAR, AR E T EE NN eI SRS 15 & o
(2) [ &= IHBCGR 5 E 4T 5T B
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AN, A w5 FEAT L AT B2 w1 E B 4 TH AR BR AR -

7. A
AT P& REEBE | BTRE | BhARE

BRI Z 5-10 5-10 3 5-7

fer 4-10 4-10 35 35
CRISPR Therapeutics AG 5 5 3 5

Vertex 3-10 3-10 3-7 7-10
PTC Therapeutics 7 7 3 7
SAREPTA Therapeutics 5 5 3-5 5

FAT 5-10 5 3 3-5

Bl A Eid o w]E Wk
N, 2w A E B 3 IH R RS AT T BT A R AFAE R Z 5.

10. EE T

NEER TN T AR ENE TREIE, XE 2023 £ RRETN 666.37 11
o 2024 4, TEEE T REIA R TE nl i AR N KRR 2 A .

11. RN EEr=

s IR, mIAd B = K AN E 358 3,633.17 JiJG~ 3,934.08 i
TR 2,364.56 Jiot, RMEGHIEREKERY. AN, AaEHNE " RKE
WAHIL %, TR IRE R .

12 BHHE™

el

A5 A, A F TS 72 K TH A 20 )N 34.56 J376+39.80 J3 70 A1 15.59
JiTt, EENAE T
13, KRS

WA IAR, A F KRR K AN E 55 341.45 JiG. 1,090.96
JigeH 715.16 Jigt, ZFMGE-EEM R H . AR T 2023 i 1,803.22 15
JCHIK B Mo DB HE &, FERBMNEMUER AL E REE, Bt A
FEFLSE) 55, AFIX 5% 5 A 5% B 28548 oo S2 H TSR IAE AT B

14, HAIERBhH#r=

WAEIAN, A HAAERS R = R
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Bfr: Jin
2025.12.31 2024.12.31 2023.12.31
HH T T T [T
=4 =4 =4
i | " g | © e | ©
R HE TR A 3,477.87 96.56% | 4,237.41 99.93% | 3,454.02 81.91%
TR A 95.00 2.64% - - - -
TIA) ¥ % %% 28.98 0.80% 2.81 0.07% 763.01 18.09%
£it 3,601.85 | 100.00% | 4,240.22 | 100.00% | 4,217.03 | 100.00%
HAh IR BN & =/
A 33.98% 29.55% 29.27%
e A ° ° 0
R VA% e
“ﬁﬂiﬁﬁzﬂ*ﬁ / 2.76% 12.78% 9.56%
oS
s B AR, A | HAR AR Bh 55 57 25 B AR HR AN I R A0
(Z) BEREH. RIUSHELERIDWH
1. MEFAEERTB D
(1) s
WA SR, ArEAERBRIT:
Bfr: TG
i 5 2025.12.31 2024.12.31 2023.12.31
PRAUEfE K 1,490.00 1,990.00 -
&5 FE K 3,110.00 4,000.00 -
MR A R S 1.88 2.51 -
Ait 4,601.88 5,992.51 -
7 sl B Aot B 43.66% 45.71% -
s BB HAR, A ) 50 A RS R R BN PRIE S R S FAE R
(2) MASIKER
SN R AR, A" NATK RS T
BT JITt
i H 2025.12.31 2024.12.31 2023.12.31
Tift AR 55K 1,799.42 3,364.20 1,498.12
BRI 59.34 544.32 253.95
=a7h 1,858.76 3,908.52 1,752.08
7 i st 5t B 17.64% 29.82% 39.73%
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IR, 23 7] RS 3 B9 A A A A 55 SR AR S LA A R 3 o
2024 FER o ) RLATIGHCR A N 3 2R BEE 2 W AR il RS AR,
PR A 55 R 3 I e 25

AR, AR AT LA N AR

AT FIT0
“7 KRS | R | S
2025.12.31
Toh L R R A IR A ] 217.01 11.67% HAR MR % 2
i AEYEARABR A A 203.55 10.95% | IR KEARNR S 2
2 ER I et B B 179.33 9.65% e R IR 55 2
bR R A R S B MY e ) LR R Al 132.55 7.13% I A IR 55 2
WA GEXD) BT HEARARAE 131.31 7.06% Il A< IR 55 B¢
Bt 863.74 46.47%
2024.12.31
sl AR B IR R A 384.00 9.82% SN E
Toth R R AR IR A A 302.36 7.74% SN E
WA GEX) BT HARARAE 221.02 5.65% I A< IR 55 2
S 25 B R T 25 T A TR A ) 200.64 5.13% RS
RIS E ARG IR A ] 193.75 4.96% SN E
it 1,301.76 33.31%
2023.12.31
R SE B ARA R A 260.46 14.87% | IR SEARNRSS B
o U RL 7 B sh it e 215.00 12.27% AR RS %
J AR 24 W] AR 24 T R AT BR A W 151.42 8.64% SN E
o [ 5 2 B e I B 1= e 107.23 6.12% I A R 55 2
B TR gl =R IR A 7 104.68 5.97% BRSS9
At 838.80 47.87%
(3) NEATHR T Hr M
i HA A HARK NAST HR T3 I 1% o n s
AL STt
T H 2025.12.31 2024.12.31 2023.12.31
L3 37 T 1,593.60 1,367.34 1,574.15
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mH 2025.12.31 2024.12.31 2023.12.31
FEIRAE A 7.27
At 1,600.87 1,367.34 1,574.15
s Bt el 15.19% 10.43% 35.69%
i A IR, A | BT IR T35 R 20 R o T AN BOG AL )]
(4) RAZHLR
i T AR, B SR AR L T
L STt
HHE 2025.12.31 2024.12.31 2023.12.31
MWNIIEEZ) 64.19 42.18 63.39
HERL 34.94
ARG 4 17.55 12.45
ENTERL 49.66 11.30 6.01
&t 166.34 65.92 69.40

IR, 2~ m] NACRL 2R S RN, BN NS AL .

(5) HAbRIATER

WA SR, ) A SAT R B0 mN 212.84 TG 356.84 Tt
4=

563.77 }iJG,

559

(6) —5F A R AR B) 7 £

SRS A B L4 N 4.83%. 2.72%F0 5.35%, EEERMNATIR

WA, 2w B AR S D fot i B AR R Sl an -

HA7: St
mE 2025.12.31 2024.12.31 2023.12.31
— 4 A 3 S R AR B A7 5 852.55 1,014.70 579.74
— AR B AR K 410.00
it 1,262.55 1,014.70 579.74
L A g b 11.98% 7.74% 13.15%

A WIS WK, o m) —4 N BB AR IR B) S5 32 20— A B R K A K

A BE 7145

(7) HAbJizh 5t
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s IR HAR, AR AR GRS B8 222.03 JiG. 403.38 JiGHl
485.17 JiJt, EERFEHEHIIR .

(8) KK

BAL: Jit
mE 2025.12.31 2024.12.31 2023.12.31
PRIUEAE K 2,100.00
(ELEEEES 2,000.00
AR S TSN 14.51
W AN BRI K 410.00
it 3,704.51

2025 ER, A FE KSR AT 3,704.51 T3 70, AFEAFE A 2R3 Bk,

NEBAT R L E R TN R E B .

(9) FF R

HAT: S0
i H 2025.12.31 2024.12.31 2023.12.31
IDEREINE 2,692.69 4,477.26 3,851.32
e — 4 A F I AR 5 A5 852.55 1,014.70 579.74
&t 1,840.14 3,462.56 3,271.59

WA ISR, AF M AG R B R R Y.
(10) B ZEW S

5 AR AR, A\ AE U a8 SR A4 1) N 264.26 T3 TG 387.20 J3 TG A1 267.34
Jigt, FERRBIEIF#N.

2+ GBI 2 B B B AR LR L
5 I 2 =] R AT A 73 B«
3. MEHAERESHT

AR A Bl SR ER LT

BT FIG
i H 2025 4E 2024 4EFE 2023 4EFF
ZLEIRNIE RN 2,625.49 1,367.54 1,366.13
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mH 2025 fEfE 2024 SE 2023 £ ¥
CEH BN I A 20,076.99 16,648.08 22,546.99
LEEINEHNIERE R -17,451.50 -15,280.54 -21,180.85
GBI 109,364.54 24,752.11 58.72
PG BN I 142,983.20 30,122.53 1,724.53
BEES A ISR E R -33,618.66 -5,370.42 -1,665.82
BRIGIERMAN 128,339.58 8,139.72 30,300.00
%5 GBI 11,376.08 3,070.23 580.00
BREITE ISR BB 116,963.50 5,069.50 29,720.00
TCERAR NI & KRS P IR
& XRSEMPEm, Gl 8 65,893.35 -15,581.46 6,873.33
s BRI AR SO B 2 A ) AR 11,929.26 27,510.72 20,637.39
HIRIFRINE K AEEN R 77,822.61 11,929.26 27,510.72
(D AEENNERE
Hfr: JiJ0
A 2025 4E 2024 E 2023 4R ¥
BEM M. A SIS 1,885.38 317.74
W B HAth 5 22 B S 30 R I 4 740.11 1,049.81 1,366.13
LEEHAESB/ANDIT 2,625.49 1,367.54 1,366.13
TSR s B2 57 55 SCAT I 31.80
SCAFEEHR T DA KO R TS AT ) 346 7,591.84 8,069.21 8,319.48
SCAS R 25 TR B 5.69 4.70 9.21
AT HA S & E TG R HII4 12,447.66 8,574.17 14,218.30
LEEHIASHE Dt 20,076.99 16,648.08 22,546.99
LEBEENEHNASRERD -17,451.50 -15,280.54 -21,180.85

MBI, AFLEENIERA ZENHER . RO57 55U L L
LW B A S8 vEm s R BlE. i, #ERa. RIS e =
B ) XS SRS PSR S5 W R I, W B Al 5 2278 s s S i B
& £ OISR BUR AU B AE AR O

W HIN , 2278 h B I 2 O SO BRI BRSO B e AT S

A S 2 E A R B . Hrb, St 54

A5F 18] 2% FH 4%
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WA AN, AR ERNE T NS E SIS R E RSO R

HA7: STt
TH 2025 4E 2024 4EPF 2023 4R
T -21,741.25 -22,318.21 -27,374.83
hne [ 5E B4 10 1,323.81 1,294.77 1,216.22
ToIE 37 P 24.21 20.27 18.85
15 FH B 45 2% 11.70 597 5.33
R =4 10 1,018.26 927.94 401.53
BE7 B AE A - - 1,803.22
IR o 2 4 397.41 365.38 454.24
166 S WAL 7 P -178.86 -117.06 -57.64
&iﬁ%%ﬁ;gﬁ%?ﬁﬁm&ﬁﬂ% 145.89 L60 566
A M EAZ B 26 -66.46 -16.70 -
ot %% 2 H 293.37 318.49 89.95
BRI -147.84 -52.11 -
fEGR RGN G 140.86 100.20 -4.59
LB VLRI H b -1,132.11 -691.45 -356.44
ZE M AT I E B3E s G -1,544.97 2,492.58 -1,785.28
DA 7 445 S50 0 B A SCASF 4,296.25 2,387.79 4,411.24
ZLEENEHNIAERER T -17,451.50 -15,280.54 -21,180.85
(2) HHEIEEIMEIE
BAL: JiJt
A 2025 £EFE 2024 4EFF 2023 4EJF
AT [ 45 3 AT 381 P 3L <6 109,364.54 24,152.11 -
Qb [ 5E BE 77 TO TR B R A A B ) ) .
WAL IE] F B 4 15 45

W B HoA 5 5 B s Bl A G I 4 - 600.00 -
BREFESWERN /DT 109,364.54 24,752.11 58.72
TR E 5 ;Zi; ;ﬂﬁﬁﬁ{"ﬁﬂ 7 283.20 1,022.53 1,724.53
P Bt AT I 4 126,200.00 29,100.00 -
SN Hopth 5 505 s A R B4 16,500.00 - -
REESIPERH H /T 142,983.20 30,122.53 1,724.53
BBESE A ISR BRI -33,618.66 -5,370.42 -1,665.82
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WA I, A F BRI Bh R A B 4 U R A0 5N -1,665.82 3 TG
-5,370.42 J37uM1-33,618.66 Jivi, RETEBII G T2 R HIER LG PEAF
B2 [ 0 38 R B4, BBE R VG Sl I U ) 3 2 R M S 5 A R B R T A7k DA A
R 5 BT I A A P S I

(3) FimsilEins

AL Jio0
HHE 2025 4 2024 £EPF 2023 £ fF

W BRI R IR 4 115,529.58 30,300.00
IAS A S 2 i I 4 12,810.00 8,139.72

FEESIPESHA /T 128,339.58 8,139.72 30,300.00
BB A5 95 AT OB 8 10,100.00 2,149.72
SIECICR . A AR R SCAT 4 165.97 139.02
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