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1.1 BETEITIVEN 55 3%

1AABETEEX RaTRig %
EEAST (Gene Therapy) 2— MBI BN, &R I RIFEAGEEF ST RHBIENAT A, EROERENE
FIRFE—ERSEEEHTTH. SERAGYTEEMPRASEERRRHETR, ERGTrEBESERBEENS T

HEREATTIR, NMSSEKBEERIEATHR. Tk, ERSHNBE. ERFHENRNAFESRATHIRR,
EFATERLNATREMRE. KKK, MERGEEMMESS MU, AT UEEETrINEERRETTM.

E: BEEaTHEEDE

),
\ 4

HEEHX - Gene Replacement

HERRTESHEERDLEEMA, TETSAREERERIKEEEERE
ik, MTIIELSS.

ERSREEERTHEERRESHIGERELRR.

EE%# 7 - Gene Addition

R RSB ERRR/SNERRHERRE), B FINRaTEER, W
BRIV IEIRAYTNAS, T T FEmHIE.
HEMZHAERESREHREER, MaEd g E RS S EREN G,
HEZFILFEE - Gene Expression Alteration
HURREERRAKFERERTEE: WREAAENER, BEREEHRRNAY
& (RNAa) 1BAEZIX; WSERASESHERANER, BIIRNATH
(RNAI) SR EZEE (ASO) SLHEREINE.

BERRAEEANTERFY, METERSEREKFATELRSE.
EHE4RIE - Gene Editing

EREREBITRED FITE (WICRISPR-Cas9/Cas12& %) XE&EERMAE#T
1BE, AR ERE RS MR MRS R E s B R B AR RS,
T ERUH T B R ERIDNAKRIAKE,

ZRIE A N SRR RINDNARS S ERIA K, SCERSERIS S RRaE
MRHERTAT .

11.2 BEBHER - BERREEFHUAETEE —XAT. KEgkE Sansars=.

- BEEEBRTIE (gene replacement therapy) EEFEAT ISR IRAFIHBIRARE Y —, TEHVEABFERED
BERAT SAE R BEERAREISE EER. HOREREEEEERENERENSASENSTERAR, £S5
NHERBEBEEARNIFEERAERATIREMER, NiMERIEERIERIITIRER., RSN EMERARNIES
EERE, ZTANRRETANEEE BSNRTERFS, MEETRHING "TIEEN" SRECHIEHME,

BEER: 2FFEE, DRXHHT
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1.1 BEFHTUELSH%
BE: EESNCHEZATNG
REEE +
HmEERFS

BomEE

l =10

EESAAREL:

[nnoStellar Neurppr

Biotherapeutics 8 %%

o MERE

CHIGENOVO

R&B rea ANDBEST
EE(f#h

1.1.3 EEFEHLR

ER I rRiEBYRSHASAFRSBERR, BEAER
TIREAINFER SN EEI0CMIE, (RS RIAERAT
TheEMER, NMAM=RIRIEEREESREE. HRKERERE
FYRITHRERRR. AR OFHIFEIRE S RERERIEYR
2B, MEESEN—TEETFRNEREN, RE8H
EMIERARAIETRIIRE,
IATHEREEISENESEHNT. ROFFIREETH
FRARE, FREEANSQREEBEERS. B
AEHAEIEIRBXRSHE. ERSRIARIRRSHIL,
HejiBXmsEEALERMERR. REREERIE,
BEIREL MERRRAFIRRFENIRRETT FIREIE; 18
e EANEE AT SN TRREMEAIME SR,
LE5h, LARSBRASREHRI AR SBER SR LK
e, NEEFIRM T ESLTRERIERE.

BRI EEERT RSN EREIIRERAKS A IEEEE
R, PIIEEIHIMERRRE,. SIEEIZEGEE. MARR
BoBEENEERRE. ENBETERSIEER, F8
BB KA RS RICHINIRARIRE, (BIHEInSEAER
BERR. MARBENETD. BERENE. EERE
IKSFHERT R RN AL S ES L RS R .

1.1.2 EEEAHLHR

HEREATAUHERTHRAMNEEREHRELS 2
HfSMEEE MRS, RIEURIHIEREEM. HFRIEE
ERRIFEERTERNRERRE, HrauER
HREE TRARE. BN ANREESE
RREs. SHEENEMRE. AR, oA
MR RERTIE IR S. MTUISRR,
RRZYEE R ERERSRERRRIRE, mE
EERT SR EIEIIHERIIEERIRE, —X
BURBEFEKPESREMANATHR, WM
MRERIIEARE, BEEHNE, IZREEE
TEFTFIIREMRAEL (loss-of-function) 5835, XY
FEMAREL (dominant-negative) EIHASIKIEEY
(gain-of-function) 8%, PAMEFEEEREMR,
BERERSEENSRNERRESEF RGN
a7, DAESHERETRNERRE, EEF
FREEEENIsAMERIEE R SHRITIREAR .

E: EEFREZETIE

EREEREL
&~

TR TTEERIAAE

R RRERIE RN

3

&R
BEFX
HE#EAREL
(3
19 ( BREH
LINGYIMED

B ENFIEERAS
Guangzh roduct Co., Ltd.

\gzhou Doublle Bio-produ

G=NM=DICN 3 MNSEE
BIOPHARMA e

BRERIR: AFFER, DRI
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1.1 BEFTEITWEN SR 3E
1.1.4 BEEFERIEHA

ERFAEER ISR SRR EREADNAFS IR
BERT, NEGERNERIELEFNARRTIHT
T, LARS. RS ERERE. Hiair
IREEE ARG S EEIRAOERER, (ELIRIEEA
BRIFFASTHRENENERRE, W ERRFEXR
99> FiBER K.

ZETEAAERTER. RNARE, RNAREMRE

BEFES IR, BUSASERNEZER. RNA
Fift. INFHIRNA, microRNATFIE R 2B =S
R, BN, RUSZEBRAISBIRRNALGS, K3
HEnz 5 Ua R AR, RNATHNAE SRR

BIBEMRNAFESEERR, MR DEXEBREMN.

SEZNEDNAFSINERFREREL, ERFEEEE
EEAEUEHMRETETYE, ETRERERAERE
ATEE, HNAERTEREANERA. REEEK
HESBRYERERRE. A, BTEERNRY
BEMEZSYIPRRRTOIRNGS, BPD T MBEERKYNESRS,
ERERRTEREE. BEEE. RERERIKHK
PNEE= R
BE: BEEREHEEATHIE

ERGETE
EXEE
+
HERER @ﬂmﬂ
HEEE
l i
SRR

HEHERREL: il lneenntl

reforgene

BRI Correctseq

mmxzm LEFEY

: BEREEEHEE ST

BRIEEE Mmm
l RMAi / ASO
Sk e
B mRNA /

\ﬁi

IE

SHEARSE

|
ES

1.1.5 BEREER

BERRIESENAEERFFIRGENNS FIE, NHIEN
FEEDNARFIHTRERIEND, MTISCIIBURERIILIE.
BEERNEER. AT HEFSIRENSDNARILK AR
7. SERMFURHEFUNEEERENAE, ERRER
BEFATEEESNERA, FRitEENEEERUIERR
RIREASE.

BElE IR RRIET BEIECRISPR-CasR S, FHEH
BRI R B E R FRENIAIAEREES. CRISPR/CasiiAE
TRz RS R BRRIDNAR — ISR M R R
SKIRNE=RERRERA. BIATIZITHIsgRNA
(guide RNA) REIBNERARFI, 515 CasEBEEMI]
ZIDNANE, REIAZINEREDNAFTEMIEN. H
fhCas9BHCas 12ERARHEE RRIZEEE. (FASSKR
IZERNERERERAR, CRISPR/CasEERZFNsT]
TALENsEBRNTE. BREE. SBEFNE, [REMR
HRIRAREIESE(L, Bfil, CRISPR/CasiAS 2R AT
by Fighh, BEEMRNCS, RRERESWES, 2023511
B. £BKEHCRISPRERFIEEMTAIRZYICasgevyE
HEFAIE S LR, 1EREEE )RR RS
REMEANERSR. MIMKBERItEHERM.

BRERIR: AFFER, DRI
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1.1 BETZTIEXSHE

n HEREREA

HERRERARUSSFEEEFFISEERAKFIER, TIEREN MRS iEs e RS E RN
AR, 20HIERLLSK, ARKRHEOIERFERARTRR, NERENRFEERA (HR) , BAINSHFHEZEEEE
AR (ZFNs) | RERBERFHMNZEERA (TALENs) . MiIERENERERNESHEXEARA
(CRISPR/Cas9) . BigEmIE (BE) A, RWMIEEHIE (Epigenetic editing) AR, 5TSHRIE (PE) &R, &
FERERARERRE, RENE. BEEAKRER, BT 2RSSR E.

 HEEEE (ZFNs) BEGERA B 2N EEREA

Zinc finger nucleases (ZFNs, $HEiZERES) AR E —CDNAZERES R
ERR, HRADNARREFITEME, HINsetIETFFRMERBIDNA
HIEHEER (ZFP) flFok IRYIEBAIZEREELAAENER. B EHEEET
RBBNMAERRS, HAREFBESEEERNHSASH T AREREE
i, BECANEEEAMEFREREART, LIAZIEBERER
B, M20015FF8E, ZFNsTHAHEFEE AT ARMMINERRE. ERT ZF1 ZF2 ZF3
RAMERARS. ERENTE, ERRATEREERE, BERSHN

RMERNEE. FIRAESEZ. —REREFRERARTRHERZE,

IR SSHINER SR A AL, . TALENSEESELA

ZF1 ZF2 ZF3

El: TALENsERERIEEAR Transcription activator like effector nucleases (TALENs, 2&4%
FEEREFIRAZERES) R5ZFNsERMEEIIR EFEEY
FREBARERA, mOEHHAVBS3ERITEME. 5
ZFNsAREIIR, ZRAGERARNRERESKIRBIBNMIEFS,
MNMAKELD T ZFNs S ZIRIERIEM, B TFHMKEE,

TALENsEAEHRMIEAT R TRIMBHENRE, *535

TALEN1

TALEN2 RERSTESATHRATFEFEFT. RMKIEESR0HA
2 BRI TIZ AR AR R .

B CRISPR/CasEESRIBREA El: CRISPR/CasEEiEHA
CRISPR/Casti REFRIZEMIRES M RBE R BRI DNAR—Fh
BNERRRFHEANE=RERRBERA. BLALEITH 3ISRNA o
SORNA (guide RNA) REIBERERS], 3|9CasBEME “m oom
SEUIEIDNARYSS, BEATIRIEEADNAFHTIEMRIER, Heb - P Sl
Cas9EFIHICas 12B MR B % FIICRISPR CasiZEEE. 1E/% i =) =
SEROZEANERRERAR, CRISPRICas FARZFNsH CaSg)y D
TALENSEBRNTE. BRIEHE. SEEENE, EBENRHE
IGFREgERIEEE(. BRl, CRISPR/CasiiARIZMATHRIMGF SB9DNA

L. BEIRD. SHERRSML. 202018, SRER oo
CRISPREFRiE & M T 4HE75Y) Casgevy TER EAI B &4 allleeeantl BRL
T, SRR S R NSRS, @ MEDICINE
MEERIB SR, RN, FEEE, reforgene Mg E W

BEER: 2FFEE, DRXHHT
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4= AR
1.1 BETETWEN S
®  [EE#mE (BE) A
=]: g (BE
I XHIHEYRIE (Base Editor, BE) ?iﬂiﬁiiij_LCRlspR/Cas%é}E,. WERE (B5) A
IaR et EpTERIES, tBAISCINRE., SHERE, HhsEM,
MRS TR SRR RIE58 (CBE) fNRERHER SgRNA

4588 (ABE) . LICBEAffl, i%RS5MILIENIACasY (deactivated \m

dCas9

Cas9) ERERPHENENEMAINCas9 (nickase Cas9) SHEEIER - HEE S
SEERLEHIRY; 7EsgRNAS| S TEEE BARDNAFHZAR-loopE &1,

CasOfEDNABERIRSE, FEWIEISESTIEA K SsgRNATIHIE s ovE
HEDNA, S4RIBETIPIRIIENE (C) BREUSLNRIER (U) |, —y W mp

BEHMEONAEEEHRNE, REE (U) HIRBIZRINIER

I RARSCISERCEIT. GEIARNBIMERS ERIE. %23
B (T) , RELITHCEIT. GRIARRFERSERIE. % R (BE) BARSRL:

A RIERTER S| R ONATS ST AT e AsiaE s, 7ER0]
FES N TEICH RS ES HEMEAR. KRS E Correctseq
géE%o E rg i %

E: %SHE (PE) A " KSHAR (PE) BR

Prime editing (PE, 5cS4mi8) #RLACRISPR/Cas9/u&H],
EER—FTRRAISISRNA (pegRNA) , FIFEIRICAIERM
iEFS). HIFIEIPE-pegRNAE A S EI SpegRNAEG
XEAMIEFEBIER EFFRAR-loop; PEYJFFssDNA, FBERHI
—3 'HIDNARIHSPpegRNAZERZNET, 5|/RpegRNAEIRX
WEER; 5IYIEERSEDNAGEHITDNAR S, SAIFEAL3'DNA flap,
BATHERERTINFHENRRY, 3 flap@EidflaptEEfLik
EIREFRADNARIIENHE, TIFRERANS fllap/FIERRIRAYERO,
ER— R, HEh—SERAREOARERFS; DNAEE
HEFIGRIEFTISHIZIEHMNE, FEPEXAFE. PERARR
THMBENEEHTERZH, BZIHNEN (small
insertion) Ff/\EREE (small deletion)

B PASTEHAR El: PASTEHAR

PASTE (Programmable Addition via Site-specific Targeting DDA 5871
d Ve £2]

Elements) LAPESAIER, HELARESE(FR LI “EBBEE . XD

HITPIEAK T EIDNARS, ERIEHCas9EgRNAS | ST
ERFEERANN, eV RIESLaRESIIEN
MEMRFFEESHIIEIN R, B ELaRESEEER

WEMABEAERATFNEENE, TEXMBENFRSE N
DNATRGENTEE, 1LY, BAMRTUSHELSES, B 0 A
HERDNARFUEN. PASTERARBEBZ S, BAIEiREE mm]m’mmnmmm

HE, oEABARKIA36,000MEEAIDNAK FER,

BRRIR: AFFER, RO
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1.1 BETZTIEXSHE

n EERERATESIMIETERNE

BERRIEMT A RIERESEERMEANTAIE. NKAR. EMTHAESEME, FACRISPREERMRBRAXNE
MpEEIT IENNE, BISSERN I EMEBERIRERR, AT RENERN. EXMar&ENT, JLFIA
SHERBEHRSIEEE (WREFL) SEMIEHTIRE, BRTHRRERTEZEEESNSANE, K&
RS TRREETEANEAT BN, TH—SEERENERER, REaT3ER, JLUEHBETE
TRFRRE, BZERESAIBREEIER,

BE: BEEREEETERE

o) SAuES I D BERIE
TR RIS R - O EERENTA . BNEHIEEAT S
B BEATIER. R FRAR, HOEE
FRERE, SAH g, EFEE BBHOBARIE D
RERS )
m  HERIECAR-TH B: EE%IBCAR-TH
H&l, CAR-TSGMRIETr A EMREATT L3k
BRENS, ERERWY R, FHRLEN 5 LR " TT52CAR19 3 LTR

LR, (BRTSLETIRBFAERIERR

BH, FHECAR T AESMET IR FARE. - ..
RIFICRISPR-CasORRBRAMTARMAT . R S
ERTRRAME, TUETARIREEME  mRNA EP CAR1-_
RIS, SCUIRTSOAER ML, TCRap
seroar, BN, SYRERGERR, T T —

SHTCRAIB2ZMAE NEEEEHT RS, 4k Q(__

SIRCAR-TAIE T 8EH KRB EHERFGVHD
XBE, 7= @BRE" CAR-TE.

CAR-T

®  HERESMTHE

EMFEETBEIRKREAZ, ERCRRENL FARFTASEI RS FHERRERR, EETESRA
EZENTHEET. BEERRERALRRE, BINEEHHMNENFHEHTERTENS, BIfainEmT4mie
AIERERRH—S U ARG RTERNEEANR, SIaTRmENEN. ERREEENTHESRELRIE, 2023
F1B, REARERTREERS (MHRA) #ETE2EKEF. HCRISPR TherapeuticsilVertex Pharmaceuticals
BR&FFARICRISPR/Cas9OB RwIETTiACasgevy 1, FATFIAT 125 RUA FERIRAIERS (SCD) fHERMMENER
% (VOCs) BE. LTRREBAREMEEMNEA (HLA) LEENTFMHEEREGTNEMKHRER-FEAM (TDT) &
&. CasgevylGiar bl AEEEEFFRA, MERMANCDI4HEMFHIFHEMBS NFRICEBCL11AILE TN
CRISPR/CasOEERERS, IFIBCLNMARRATF, EFMHEV-HRERRL, KIEATIERA.

BRBRIR: AFFER, DRSO
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1.2 BETTES SR

1.2 BETTXESEAR

EEGTEEMEENEERE (Vector) SarHEEEXERIFME, BRiEES BB (Viral Vectors) FIIFES
#{F (Non-viral Vectors) FIA,
RS AT RS RAANMEERENIHEREX, BEARENESYEIRRANERRARN, EEFNEE
EiaT SR ERATRAES., mREERAT, BREXRS (AAV) ZNARZRBEFEE, HOBAHSEARmE
FIE—¥. AAVEEZSMRE. REREERE. RVESNEIERESER, BRAERISEHER (invivo) &
EiATT P mAYEkEiR, ot 1BRESEIR (Lentivirus) WEERTAIMNKIE (exvivo) IFE, WMCAR-THMETH
HEEBIE,
IHRSHATECEERICKER, (LNP) | JNMARBSHER (VLP) &, BEERRRURE. EASERAFM
%, (EEFBXMFREERTRSEA. HY, BRICSKER (LNP) 2EREFFSEHATRERR. IGRMBR 1
BATE, REMNASEMRNAGERITIEAEREATT.

B: BEHEER (BIFAAY, LVIERSE)

SRR P AR S R
@
— &,./
Adenovirus A‘AV‘ Retrovirus
S TN\~ e
. LB A4 8kb RInS
S . FmAREA  EREANDD
£ . EETansmas | Bamakmme
T AR AT S sy . i PR T Eiar . AN
WRTRE. GRAEATRENEESE | grzangw mamacpsuwen - ETEMEBEELT

Lrsgi;irus HSV
ith SamEES
ot HRRA) 1500
SR AR
EARERERIE o meEmmsE
Pi@ﬁﬁ?éﬂiﬂ@ (BtK) ERiA BRAXRETER
[EJR: Estipona, D. (2025). A Review of Viral Vectors in Gene Therapy. B\oiompare June 5, 2025
B: IHRSEE (BRESYIRER) /T SaMEPIEELH
PKEAL
o .~
A iy = N (> o
- . RERSHNVERELFTDSEES, ERSRIEE

RERERS. ZABEER. £rrERERASRSHER.
Eitt, ARE IR EMKR SIS X R —BIIER
BHMR (non-viral vectors) , IREEHMAFIFEIRIFTATEF
EZ, 8DNA. RNATEHRE T IHE GRS NEAE, 5§
ERHERS. EREEHESHRHNESNBERLER.

[Eli&: Wahane A, Waghmode A, Kapphahn A, Dhuri K, Gupta A, Bahal R. Role of Lipid-Based and Polymer-Based Non-Viral Vectors in Nucleic Acid Delivery for Next-Generation Gene Therapy.
Molecules. 2020; 25(12):2866 BEERIR: QFFaEE, RO
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1.2 BEFFZHE IR - RS

AAViE= . .
E: AAViES

BALE: IRBX%S (Adeno-associated virus, AAV) E—FTCEIREFEDNAK

=
=,

7

BESSAIEIE. AAVIUAAAREIR—ZHE A BRBMERILEE~E 5K
RFEERXR, XEREZEMMBIRRIEZ—.

BEREALKA47kb, BTHNHRSE, FRSEEsRsSRimaigs

AAVERAIE—RE IR T ERRIIR FAARRES RS (ITR) ;
HEEHAAV (rAAV) HIES, FEmSmIEF5) (Rep/Cap) HIHEIARETRL
KRR, XRHERRANTRANEERSE, BREFHETHABSR

R sE R RAIRRNE,

MiEE SR AAVA LA, CNS

« AAV BRIESEH 13 AAV2 BF. BIA. BB (Luxturna)
HIMER, FEIMEE AAV5 fif. CNS. R
RS EREANEST AAV8 BRI (SRS
N ARRBREGRANE R CNS. L (Zolgensma)
FOt: AAVIh10 CNS, FFiE

MiER SARE R ORE:

AAV RYASBEPAIIE=R: RRRRT (ERIFRSMEERRS) . ROESENBIERE (FHEEAREX
b) , RAIREREAED RS (KIBRRENETE) . BaleRASHIARNERSTIRRIEERLL AAV JIEIEBEIE
Fa, BACHRSHIARERNLI—.

FERRET: EREASTE/N (B94.7kb, RETERAERRIBE) | ABPEBEEFEAAV FFEHMTA (TR
BRREERHHR) | URMMECEF A RE—ZRMARRITE, AAV B BERTIAZHIA 1/1000, 234
BRI DR,

rAAVEE SRR E:

Stop 2 BN Step 4 PuHLR Step 6 BAFSTEH
BIMEEENSHIA ERRRMEINET, 5% BNRRIZER AT, PR
SIERFNGRE, B2 EHVP1/VP2HINIHREE, B, ZBEFDNARSESHKER

FEREARARH rAAV ABRHAP R TE L HERZRRONSEDNA (dsDNA) 1R
Step 1

F&iazn "
EaR Step 7 ERSEHIF
rAAVIEITRFTERS WHEERBLITRE
MR R SR AR PR RERTEE
i e e DNA, ZEXUSEDNAYE
A:VSRPG ffz&ﬁi_ Step 3 #45IE Step 5 A& R EERENENE

ﬁ%@-;g% = TR SRS R rAAVIER R EEH TrEEER
T, B4R EOBNRBIFFRERE,
I RIEE BB RINEEE S e
T BRI ATFAR, DRI
FROST & SULLIVAN 13
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(RHBETZTIRRERS) | 2026

1.2 BEITESHNE - RSHid

\.

18\ (LV) \

BAEH: 18KE (Lentivirus, LV) RUHERHSH
M—NMNIE, BRIERETFRERSEAKESRKET
HIV-1 IBUERRA. LV 2EEENETE RNA BZRS,
B2 80-100nm, ERFAZL 8-9kb, LIEEHELIS
8kb, 5y ERBESAE, LV IRSHESZAE, K

KR THIEREE. g
{ERNE: LVENAIRE, EAIERTRERERNARIERADNA, IZREBERISESHE, NZEESEBIEREA,

BRAKABRERS . EEEENEREETMRSHREERATN, KPR XEEEARINERIEIRT

AN E,

IGFRREFRIAS: : 18RS EIR (LV) IGFREIFAREAINERIEND (exvivo) IR, BIIHIMNERESHIEAPRIEERN
RRERIARR, EREATESR: MBRFARERBEGRK, ARFREAB- SR MZAIZynteglo® (20195FEMAdL,

i, 20225FFDAdIEE) RBRAARRERRZGHILyfgenia® (20235EFDARLME) , BERIKATEZ TIEmMAHE;

JERIEATH, LVEKymriah®, Breyanzi®ZEiRiCAR-TEREFRESIZE TE, BTISCAREFRGERAETMEE
FEEBLASERE T

BR%E (Ad)

EFLEN: [537%5 (Adenovirus, Ad) BEBETSEDNATKRS, BHRL70-90nm,
HFEEL26-45kb, KFHHexon, Penton, FiberZHREHAR, SIE_+@EAK
XIFRHEZI, FiberBR R RimAIknob A TIR B REMFES RS (CAR) |,
ZEATZo T ARSEMEEE, WFIRES ZNEREE,
IGFRIRIES: IWRSRAEESESNE. AR MEEl, ERAAFEEENS: —EWEaT (AERsSH
M) , B REEEEER T IEME A ST RARIEME, KRR A2005FENMPARERNS N A® (EHIRFS-
p53) ; “REmEA, CHEMERFIE. BESEATNCOVID-19REIXRAIRRS (BEEIRKEChAJOXTE
Ad26) E/9IBETE, Wk 7 EAMEESa T, BEEATUREkit=mRAdstiladin®AFE XIS SRS
BtEE (NMIBC) &7,

=REbRYER

bR ITR FIRRESH, JLFRIBRAER
SEF, REREAERE 2EX
BETIA 36kb, (BIRkEHEIIRSEH
1755, BIZE%R.

Eﬁéﬁ?ﬁi& 4.5kb 1§ E1A/E1B X
HRBHWERNER, RIHEXTEE,
{BF% BHRSE RTINS i

BERBNE,

ESE—ERE EE—S MR E2/E4 {1
=R, BEESHEE, EE2E4AX
R ERAEHMARRRIR 4TS
B, REEHEHEERE, S
KRS RS2 1R(E. P

BRRIR: AFFER, RO

FROST & SULLIVAN 14

W X



1.2 BETZSEFHR - mSHE
BEl: ¥%&£5%5 (Retrovirus, RV)

EALE: WHERRS (Retrovirus, RV, BER
18 v WERmEs) BAXKERGTE EE—NHA
IRFRIRICAIRSER, 1990 & FDA #EENESEE
TAERATIRARIAS (ADA-SCIDATr) IER
EF v MRRRHESEAR. RV AEERAERR
RNA g5, ERFEZHL 8-11kb, B AAV FILV
BEEANERZEMNS.

y BieRmE S e & Y R E R, B BT Raveers
—MRAIMES: RV REYBERIEIER 2400

(FREES FEZRRE) |, LV Bl \
PR, XIS RV BB B T5IRE rudeapretein
TEETIEIERIAREERE, JIT 408, EMALEE,

RWA Genome

Envelope
Receptar- U
—" binding

IM Integrase
! “Tranzmembrane 1M

Protease PR

Matrix MA

Capsid CA

NG

fEFRNE: v EERES (RV) BERNEISERESSEEN, UL ERFERE RNA-DNA-ES ROEER
2. mEUEAREERRIAECIEERRERR (BRFREMAE, LI VSV-G BEEEBIRRERRER,
TARRSE) | MEEBIEMSHIUENDRE, BitaUihL. ERES, RSIETIISERIBEERYE RNA
BERAREFRAWGEDNA (dsDNA) |, JiZlizklt DNA thiElfk, SERSHXRERMALLL: RV NESHIE
BIRTEEMNZFETTEAIRE, BRSHFHERHNG LR, REERAREN S BEHNARZ, XZHRE RV
REERERIEES RAVANE, XRRILHAMEME (MNREVMERETT) . HNERANE, BESBEHE(L dsDNA BEETE
FEREIK, RURHES (provirus) , BEEMAREXOREEEREFRMAR, BNERBLSCHIKIRA.

IGFRRFIES: v Wi RBSEARERATSE EREHNIGRIVESENR, H ex vivo IEMTHMEHER
#£ ADA-SCID #1 X-SCID IR HAIlEPRIRIG FEDRIERE 7 2 EATRIIITIE, F32016 SH{ERk T EMA #itiE
Strimvelis—X 2EME NN RIBERIAT =R, KEEHEIEE RS ADA-SCID B)LIEHR
AT R THANRENGEER. RERESMNARTFETRIMEARENE, FREEELIREER
BFE, ERV EEH ex vivo ERIEIFRAESR. ENIERZEMENE, DIRBIEETEEIRE,
ESREBEMNENRFER AT TBNEERA.

BEER: 2FFEE, DRXHHT

FROST & SULLIVAN 15
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1.2 BETFZF(PHE

*®: BETERIGRES

BERRS
(AAV)

18755
)

=
(AdV)

HEEREAK
ki (LNP)

FERIDNA /
{EHFEMRNA

AAV2,
AAVS5,
AAVS, AAV9

S

HIV-167418
e

Ad5, Ad26,
ChAdOxzz

MC3-LNP,
SM-102,
ALC-0315&

FRERIDNA,

EHED
mRNA

RRERIE. ROESANEE
HERAE. AJRSERD 3N

TREEA. E{@ﬂ{sﬁ:‘%&ﬂ 5o}

HENES, BEERSEX
(#336 kb)

EEEMRNARDNA T35
UL, SRR

EFT2EE8, TRSEXR
=Rt

FROST & SULLIVAN

Wl

HERSEEIR (9
4.Tkb) | EBDANEHF
HEFRFITTA

BENESHEERERE
s (RIMARATE) |
TRRLRZS R R RR

RERIE. BERE
RS

JERFEAAYALIS R
BEDEL. BERE
EHEET RS

AR, AT

AR, HiRFREER
g5, FHE. RS
TRRILEZS

RSNEEIER,
CAR-THRHE7IASE
BirwEnS

B, A,
%Eﬁﬂ%ﬁgt?%*tﬁ

=

FiE#BE, mRNA
T, BERRE

IPRATEASS, 2
BURATS. SN
EERGER

BRERIR: AFFER, DRI
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1.3 BEEATTRISCINIRER

1.3.1 BEGITRISCNEEE: FRSEIH

RIERESASINAR, ERaTrEETSAMAARRERQTINEEIRTRARE. AREEET2EEF T HTEER

BRSEANRSHRABEREXETERR, MEENEE, BEGERMIESE. FREHRARERLHFAT, £

BIRIRAAV, RS RISFRMKERISHIK, EATSMA, RPECSIEXIMBARSHERIBEREAT, EXYHARBEM.

?'FJ? ., ZeERMREEFRENERRS. AINERSTVESBREVEEME, EAINSTrERIEIRF 1EE G
A, WEENER, TEWRMERE. RERGVEREN. M IEREREFAT, EREACEERS. EERKRS
%, BIZNATRIERMN CAR- TEIEREIAT .

B: BE&TRIFMASCIEE

a )
FREEETT {SIMER AT
BT SRR EE RN @® B REEEEEEERGR
BT ERE SR NS B EEE
BEXEBEA, R,
BERERENEEHA §g - EYEARSRARER
DNAch, FHEEASNTAL T PR EEELS, BAE
FERIADLE, T 1,
BEARSHAERINE o - REEESEREERNA
EIP, BERRIRER . R EBE A,
BRRADIEAY. R5E . SUNMERESATRAN
REERAKENIS Bz
\. J
PRS2 L EIAIR, AT R B AT PR L S P AR LSS
57 KU
PR AT AN, RERINZSHERER, WA A
MR AT ISPRRLFRIERTARS, SRS RRERGE, ELEES. HASR
E: &R, $EEETSERE
BRBRET #IEFE
[ B |
BREREHE
BpREEEY
B8 BERIE HE
IEXFEEIR
oS

BRBRIR: AFFER, DRSO
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1.3 BEEATTRISCINIRER

1.3.2 (FREEETTHhA

HFREFRATRIEFETHRER. ERRETRSEETHESSRAEREXEREARR, TEANMIBATTHRERRIA.
EiEadRE., ZERERRHMAAY, KRS, INPEBXERSE, ENAALNSESINES. RIS, BREEREHE
%, ERATIRRL FFE. #2R%. IR, OCDERMERFERES.

*®: PRERETZES

wE nE

BASR ERETEME, EREANTHERBXSRE, STREEET
FEHS AAV 2 LRETRAFMIAPRISIEHEIR, BRRE. INPSHEREGSEFA
RFRIBRE BHEMEIREREE. BEEMEAEYEAE. MR, DMD, AADCERZAES
K&=m Luxturna®, Zolgensma®, Hemgenix®, Roctavian®, Elevidys®Z&
Ak EinE BE—RMESKIEERATEN, TERBIRBKEAARREAT

bk BLEEY. RERLN. BERTIRE. BT, KBRS RESENSUTES

BE: (SREERT MR IIGRIRERISCIRESE

1
4
TRAEAR U I e EryRiE BIERKES. BRAE BRI NIEAERSS, B RERAEHEE.
AT, BETED AAV, [Ri%E. LNPE 5. ERESREENE AT IEEEARIATIRE B EERIARE
BEMER. MRSHEE BIARG, FHRIEE SIS RINEEE HEH, SEERMET ERESFER, A
HEsINERRETR. PRI RTFEEIERA. BEEN. FREAZSS B BirRRS I T2, ERaraR2NERRm
N R AREEER. BAEEEEINAR KR ARHEREA R, TS TERE AT REGE e, EeOnEET
FAEETH (BHF. mEtE, B, R PINERRIRBERAR BRARPF AR, BRER D IREA TSR AT T
HERFE) e BiR, AR AR 2 . BRATS, MERFER REBEEEMFEN SERIITR, BNERE
RRERLT AW RN SIS ES. HOYERR. e SES RV ]
i, Z2tt,
BEER: 2FFEE, DRXHHT
FROST & SULLIVAN 18
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1.3 BESTTRIEMEEE

1.3.3 (FHMVEBEATT TR

RONEEIRTNRSSREEE MR, A/ TREREIR EEBREmARN, REENER, EESRMIRE. RS
FyEBIE. MIEREMEAT, BRRNAEERS. YERBESE, BIZNATRtSRAMMCAR-TEMESR
EiaT. MOMEREBTRIESENBERHEGRRERR, ERIMIBBEIL. 8BRS, ERIRSFEXRRE, £
CRISPR/Cas98Cas 125 T A5 ERIER. {IEMRERN, BEENENMAREREDERRLIEATIER, ZKE
FEERTIRE. T EATEMAVEIEEE, IMEMTMIE. TARS, ARSHEECART, EMFHEERERT R
RONERRIET IR, 10, IRNAEYIRMOOSRABAIMNEERISERE:, BISRELDE BIRCD34+EM /A48, ARSI
CRISPR/Cas9fE[A4wiEHBG1/HBG2[EE)F, MEfaiimiBEHARMMmEEARN, EYEMMEy-HRERFA. =Ek/LM
TE]A (HbF) KF, SEHXSEMREER- SR MAYATT.

*®: BINEEETZSR

BRESR BEREHIFREAIIGR, THTRORNFAME, FRRETETRR
TEHBTR 1875, WEREE. CRISPR-Cas9/12, WHERES

RFIERIE MiRAME. SRR, B-itbFiEAN. o RRRERS

K&F==R Kymriah®, Yescarta® Carvykti®, Casgevy®, Lyfgenia® Zynteglo®
rdInE EEBEEMMUAT, TEEEESMRITIEERE, TS

HbEk HEEHK, £FREER. BAS. ATrPORKRES, BomiRuTietE

B: (S EERT R URERERLE

4

SEMERER BIPEENENTST RIS REN BETLESES
5= HERUE i i3]

IRIEaT BiRRERE FRERS. HERRK TRERIEE, X TEARRREEED, #BOITIE BRI BUERRZAIA
BRARSRREES . CRISPR-Cas9/12 BT SR, HE FETIEE. MEER IBEMERERA, &

TR, HARREsEEY
BIETHEE. ST
1B%. ZMERFEITLA
FREE. TEMERIERR

ETH, R
BHTEESA. Bk
feEsFAEE. Zd
TER T AR sRiaTy

TSR RA
E. . RS
RIENER, TEMRE
SUEHRENN. 18t

B EMFRNE, LUSIRER
BREMAE. HEMmIEE
NZ[ESHRTHE MBI
TRARRY 1EEE. RS

TRHRRRTER Y I8,
WS, HRE
B, EMEES)
BEEARASEA. H

82, BRRSRINUEN Ihee, BIamRBAhESTT RRiRT, (RoNERR FR4BEEF=mAIRRAR. ECH BOMMBEET B
FIEMER, R, WEIEEMIER FERBRIXS R TR SEERIES. ZHRTE TiEsEEEAMAMEAD
RIRE BB ETRIE, FHOHIREEE. E AT SRR et AEERATAT TR,
I, BRERIR: AFFER, DRI
FROST & SULLIVAN 19
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1.4 BEGTT ZEHIZEER

1.4.1 BEGTTRRHZERER

AN BECTER BTN GCTER GETTED AR AT

Friedman#JRoblin FDA}H::E%EKEIH iEESERZR 22 (Amgen) Onpattro® ERXEEHIRMO001 BR{E4EHILX101
E/Afzﬂiglﬂmr AREEATIRR £4® (Oncorine ®)3% Imlygic ® 5kFDAFI (Patisiran )3kt BT EER-R EENENH
&, BELTheg RIS, ARSEEE NMPA#LEE, A7 EMAdILE, AR . BASEKED REFEREERE RPE652825HE%
ngI%HIEﬁ%ﬁ%Bﬁ FTIETUHNIRARIR 2RE LTS B ERTIRISSEER siRNAZ3H, MR, BEHRMEE
IR ERL, ZFNER. FERSTY). HERBERSA EEKRALNP EEHATHRE FARIERIEN
T . X RFRILER J511. HAIGRPREAF AR

7). AT IRIEZSY),

IEHEFHNDAERTR,

R AAVE FYEEEE AR UniQureffGlybera Spark Therapeuticsff] SEYSMECEE BARAMRMO0 1B
R R R HE-pEIEEHR OSKEMANLAE, A% Luxturna © SKFDARLEE, PR ST EE R TROMREEEI TR
BIK, BAHESH SRS FENMPA SIRTHES AR FAREEMAER HEOTERRR HBGEEEM TS
{KEEE. HofE, AhSIRE BEEATTZY. JRITEYD; EEEKym iah NMPAJE3INDABRE SEIEAIBRBERER- 1t
AEACERAT o3kl MAREED , HERATREICAR-T BEEBERIKE,
. CAR-TF= . AR, APEEAE]

1.4.2 BEAFREHAR

it =<
Mﬂ%yﬁ%ﬁfﬁ IREESREHE, TAAY, 1855, HSVRINPESTHETA, 2R
BT A AR
BEFEREAR  artomer. EAERERIGRT IR,
BT TEISSHRR BEGTENRERSAMERRFN, BSHARECART, RNAL JABRSHICRISPR/Casol

RmIEF ST,

MEEBREFALERE T, ERiarNACNEERFEIE, ZLRREERR. &

e
NIRRT . SRR, PIRMERGERE RSO MERRE.

BRERIR: AFFER, DRI
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2.1 BEaTHRRTE

2.1.1 B EAPRMTE

REER (Cell Line) RIEMNSMIEMIRTOBHN. SEBIEMRINFRERT IBRVMIREHA. EERQTE
&, EENETERENESUUTHE: © TR 1B COSAER=ZMIEEMR) ;| @ B/
WES (BUDNARISZUENGR) ; O SHFmRsHE% (FERMTHAAVRTERIHTESEIIEEER) |
@ TRFHER (BETEEYRNSPIRTIHRK) | © BERRES (CERELHF-mIRI, T
CMCIX2) .

2.1.2 HEK293=[RRIERF R

© BEHRES: HEK2934HEZE (Human Embryonic Kidney 293) iRTAMMEANE, LiRSE1A/E1B
BERRBUEREKENSE. ZARREEEMES. BERMEEBIFREIALRMER. T2FEFSMN
%, EERIAAVERAT MRS 2 ERNE B .
FEEN: LIHEK293WELMMRAEE, BERNSAEBEN (RENER) . Rep/CapFrifNiHeD
[BRHL, SRRAAVETRIZEL SEREEGLE.,
TZHHE: HEK293ERMEM. IBER, FrEhLliERFER, ANRERERINAAVEFFEZ—;
Al TZEEC N R R R R M S YR 8.
HESZM: HEK293EEMIZRIMABET B hRFEE—FDAEMATEREATT CMCRITHIZ O ER
(Bip. HE. BN, BEMS) THEK293EA LEERSERNTREARTIE, BET RS RNKE
THEREME,

- HEK293E &R AM R SRIEES
RS

Ll T2 MWHEK293MiESH ST 187 a, EARIEEMREER, BE=FRBH1teause
BER (FERVER) . Rep/CapftfufliEBIAIS NN, SA5ESFEOHEAAVERIEAE
BRI SERARE, RRESHERERRSSIN, FHTISERIER.

KRS RAET AR IERS., BRNAREEER. RARESHA. BAAISERRIAT
D, BT ERIRNERLEREDS. BB SR, SRR = #ssttfl.

TEILZ
TEIZ: XM ERCRIYRSRH TS LSRN (FA/BTRR) . BIBENT (UF/IDF) iKk4s
R, RRSTIRRAEER, REREHFERENEIIAAVIRRK.

BEEEXTHORERMEIE: Bip. AE. JUNEYEE. BERaSESHER. REEE
DNA/HCP, =s/i#7ctlffl (empty/full capsid ratio) . BREE(R, SHIERSHKL. TR/NSERIR
EE, He, empty capsidbbfl, BRE(K. F5EDNASHEITHABERE A=,

BRERIR: AFFER, DRI
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2.1 BEaTHRRTE

2.1.3 SIOFIRIRERERS (BEVS)

STOBEVSEERIZIMIBET "AAEZ. BEE. BRI, ST | EOARET "FEuRE
FIPRRSFFSBIIRE EIRRRE" . Hemgenix® IESEITHERIRI, SOB&EZEMN "RETUHFE"
A "BEEL ERRITERTEE” .
FEEN: BEVSLLKRTEMZRE, (Spodoptera frugiperda) HISFOMBIENEFBE, FIF— 1 EE1
BHETIRESIERep. CapfliafrEREEXTHSNGEE, SHRAAVERL., Hemgenix CRYERITEEFIBAHHIC
BT IZRAR BRI,
T 245 SOMMERFETEMRBIRIPERL, RATTATFITRHESES, BXHBSHAENER, E
NEHEFNREEEFART, FREESHMARREL AR,
TSR STRARERR, ERELSH&HT, SORRNAAVIEFE, LUK, aJARMRRRA
HEAIEATHEK293(AR, BERMABE T ZEHFIMERERZMS.
eSS SOTAMNERAERIETHEK293, {BEHHemgenixfy L2 FRERBE R #H SRl ib
CMCEK; MiziE&ms, MEWERERAEEPETRRSHEXER. REMFRH. RERERNEEE

RYE.
SPOESRARRSHIZER

LEiETZ

ErTZ: NSOMIET 18He, MAZIEEMAREER, LUSEMOl (BSREH) SINERTK
REHTREE, E—EEAENIEAAVEREMERNRERSERALR, SREITHIRR
FRREMUR SR, FRETHILERUER.

SIOFARREESIRAET "WAEER" |, MAETHRFRSIER. MOIRERI. BEMPRK
W FRE. BERESESFRAEN. XM SHERFMAAVRFEIDOR, BEFTS
FRPEEERMMAITIE.

T™ELZ
T2 X LBBRARSRETS SRR FRBFRR) |« @I8ENT (UF/DF) iRk4si
K. MRBTiRRLEER, REREFERENENAAVERR,

SfORRE SHEK2037EERITIRME ESERI, ESER. EiT. UFIDF, TETEREA, (BERE
EHERERAEATNESER. BESWSRKRDNAKE. fE/ZANEtE—ELE.

BRERIR: AFFER, DRI
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2.1 BEaTHRRTE

Bal, AAV EEATIAEEERBTRAROFRAAR : HEK293 IHZL s =R R SER
M- APRRBSRARRKAR SR (SfO-BEVS) . W EEEMIERIR. Ar-iHl. MBNKAKRER. REEHSE
ELURBAEHELMIFEREES. HEKRBFEEIEANFARRARR, ERAMEREMR. FREY
FH. HEARE—HEUREERAEFBEEKPREANTZME,; SOTEEEBHEHRASFERKIRFE,
B AHIEE T R AT R A ERN B AR SN AN . EERFIEFS TR
i, FARRSESLEHER AAV EEAT NI REEL SEl LRI,

Bl: AAERIEFEREILL

XTLLAERE HEK293 = [RHiBZATEERE SO HFIKmERER S

SRy HEK293IEZLshY4mEE SORH4HkE
= R MRS R
T EiFEs, RERSFENIREST KASZER, MEEBEEFR,;
RIS TR BEFEE TR, BIRAEZENABERED EHERARE, EBRTAEE
SCHLARHURER Y R 2SR IS L 5

B, WIELARH TR L8R BIE, EBRARSSHRIEIEEE
[E1EiE (PTMs) BEITAUARTSZ AR AR BEREEER R RESEIR
EERRMEEN BTSRRI E

BRI SN
ES

Bom, AR FEFRIENEHEK29340i 8K
ML B B S RNIE Y S MBS EE F=F IR R K =, ARRERAZE2000LLALE
RS EAIRR N R E =T K
LR 08 (FRRIEAGEL30-40%, BRAKISRE) MR (GERN, EFHRERART)

g, MRWRRS S Easey o, HREBRE R

N1 Tt Sh= s g pea EFOak NE
ey | GESKRNNN, DESTRMANER SRR, IXERSRANAE
EEPHE RAZAR, CMCR U AT S BT SRE
RO ST, P REE— e A 4
B HUE(, CVCRISHIEERM, EMas o Co R TN
=BG AR, TRAMRR
A, T OMPRERAERT 2K A e S
EE R BTEISERR TR BT ”ﬁﬁiﬁiﬁﬁﬁﬁ%ﬁﬁ%m
TEHik ST BIE
BRRR: ATFER, DRSO
FROST & SULLIVAN 24
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2.2 BEiaTr LT ZHA

221 EBFIZHA

EETZHARNBEGRESIRSHANERE, ERO0ETHE—ME. BrmEr "I . REEFAERITE,
EETZREMERTR. WEFTIE2TAR. BRI R AR SRR,

= XETZHD
HRERFFRRMA NEEIER (WIHEK293) . EHRMMIIR (Q1Sf0) SHFFRRAMM
%ﬁfﬁIiﬁﬁ MEEER: SIPMEIEF TEFR R, TMEMRERTSHRTL
e Rt R I FAWIR. (RS RERIEFEBERM, ANITER
.
SRS Rl Rep/CapFIBBNERIRA. [ERIMBIIFERISAT. FERGUARIAL

UL T ZH REHEK293 S IR RIR SO E AR AIAFE. RE, R BERERIH BEEEHEK 293K REIZHIFEIEATTL, th
EESOBERAIFR B H BT

2.2.2 AAV Ll FE RS IR E R
FREATNTE, AAVARF=EB{UNHIAZYINZ 1/1000, ESEESEMEFTRA, Tz HER. [EesRms|
AET R AR —URBEENERAEN, KERTIHRIECHEEENER.
AAVSER{KIRRIBASZVEYINEIER, ARTHRIRATSCI&MRK. M100LY BZES00LLLERT, (ERIERERSEHE
HUB—BMEELURIE, BOKIRIEREK. As.
[FERIDNAZHEK293(ARANZ ONEMTEL, FRRIRA GAAVEF SR ARI30-40%. BREE. CMPEHIERENEER (2
FHO) |, AR, —BRSERE L1,

HEK2934RlEfE T 2 AP EIGMEEEFR SRIFIEANGERE. WegFra8Rnm. T2, EZRTHENE
ER, LB BB AEFR SRR LIMRES, BIFHEFRAIEEMR NPT ANUET AR, Brodlierge
7, {BHEK2934IBMEERIHE ARZERE, EREMBISHERENEE, FEBERESMTIEHSER

TSHAEEX

BRRHKER S A

BEER: 2FFEE, DRXHHT
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2.3 BEEQIT FLIEZHA

TR BN E AR R R TR AR S BV EEN RSN, LRSS REEAER
FHRER. ZBRRTFRETFRE, SMOEETSTRAEDWEER.

231 FiETZHEERE
REZRESAER EisdiE Bttt BB aE IrmsidiE TEEE
EghbiE
EiRAEEAR
EARE 5] e =R
FIAERSREOTHARZE  HES, FSETELE, FA RSB RMERHIR. XL
BIEELE NEEERHTIS MREETTE, BOTIRRFmR LMK, EERTE

FAEBERT ST R IBRIER
HEERFTOE (BFTE

RitTZ

AHUEL. e, ERERS,

BT EFRIERITE

MIZeH=ESR, 2BREORE,
THEMEGH. ERESEM 5

R ) . TS AFRHREEE RIHLE Bk S — SRR
#r
2.3.2 AAVTilsEE{bRYMER
AAVTsaci | .
o 75\ Y — () Y N
REERER E)) =rxsms SRSEERSONE

STIBFRAVISTTK TibHkER

AAVIRERFD, B
I BEKORBinmE. EAL
B, BieRsRERELELE

REBBEERAIHAR, MR
BERRNEIE A sEaXEXR
HIEE.

EFIRET R ERET
SENEEN =% wEE
BESEEN "HoeK" &w

HIEBFIERRET. MGIIEMNERRRR, & 5. TEmsAMUHEER
TREBRIE BRI EERARERBEER. B, RS IR BeRRIEXE.

FREFEHIRIKEER, TEL
TEIERERRIGIETT A,

FRIRTR SR B RYIERR

FPRBESESOAEIBRNSEEE
FFHEF RS, XEFR
FRRPRESRTRE F A T SRR
EORBTRE @,
FELEMEITABSIERE
%, WRmRett.

i R Rm SR

SRR TTFIERIST- SRR
SENRMRRES, BN
FUBFLanaEe, (BMEET
BELZHERER.
MRFLE, BFIRENES
EEERIRARTERRE
R, FEGSHANEA.

WABRS BB RTS=/EB

BRIFPRRS AT T
EIRFARR: —ERKEM,
BEEOETEEATAL;

—REMWERSHENTE, £
RIER B ERIRATSSINAT
FHEKE (BEAETS0-

70%) .

BRBRIR: AFFER, DRSO
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3.1 EEEMESIRAIREILILEIR

ERATRROMMETETEERIEIMNMERSYN "FmEaT" 2 "—
RirkE, BERIGTEAREMETRIRIEIS, BURTHERE

R,

IR, KEASEERE" /Y
BHEIRRRESEF 2 BT

g, HbhekmhiE, SRBERKNESIKEAT ARSI /TsE I A5,

3.1.1 FEEREmIE

BirkE, EESTALHCEENRDARE. BSHERPRAXASRBEZSARIES, EhiBl e EEEETT
IR REEHMRRARRE, FHESEPIRRERR. OMERABRRHIES TR,

»  [REliE
S RBETR

NAMD/DME 4l RBEECss B RiALATVEGF
IRPIIEST AT A, BRE4-sEE12/
57, LA Eylea®/ aflibercept iBEPHERF T
A0, nAMD BEEFECIATEEL 8

IRFEHER AT SRIE BRI KRS ZS IR,
B, BEERERME. ELHFTRSMNEF T ERZRERL.

=, BARME

IRRIE RS EBITAAVESKIGIVEGFa)
MUMEERERRBERSAMERERA
I8, ERar BRI, RERE.

IRRIERARAZI (T, ELUERTEE. T3

BRI ARLA R T IRSCHFFEIVEGFR

@i LisE

LIZEEGMHTVEGF A, Eylea®#
$1,962/5t, Vabysmo ®4$2,347/5t; Ei%
BE-105/IRAE, RIRAZE3-5FERIT
HIK$4.75-11.875, EEREETEHRIE.

EHER, MREFLY 6-7 £/ER; i AURA HLHHF
HARER, nAMDEESLIRFISEGNRENNA
FE1ES045 FE2E 2245, BREEK

BB AT AT IE B T,

@ IREIEETTEZVS101e: RFEBCOMNRZBRIATT DR EIATT 7 SRAISEHR

ZVS101eR—sREIXIGERIFNMIREY (BCD) MIRMERATm, BUEAREXKRS (AAV) BIXIEE
MECYPAV2ER, LI eEERAIEREIIEE. $X BRiHRIE A RIBCD, ZVS101elmRfiRER,
H50%MFHEREFENS (BCVA) REZIRG2151MNFE, BEXNEEEWINGG, BT, ZVS101eRA—
THARER T ESAZS, TRRKENASFHIRESS, BorhRettRIF. ZvS101eBRIEHRIEEIREE,
HERIBCDER AT MIRARIIEH—EE M LT ER.

TRLIENT, BAREIGTREBIRR
R|z—; REMHGABHELX102. RGX-
314, ADVM-022 (Ixo-vec) #14D-150 £,

OCTiE. Si25E2mA. EEERT
BERFRAOIMTHEETND, HERIEEN
AIEIETESF RIS AHEE,

@ IRRIEETTE LX102: BR—XIHATSIHEIKEIRVEGFaTy RiBRYIGFKE D

LX1022—HEFTEHEAAV2KT. RISVEGF Trapf7EfIRRIERTE, BT ERMEE TS ERRAIZH
IERFEERIAHIVEGFEH. $IXInAMDIIVENUS 2HAARS2ESERER, LX1027, SFIEHEBCVARELS
BIEIBE+1.0F1+6 4NFE (WEREN+2.60FH) ; BN, LX102BMHESHUMEIRRERE
(76%JCSRF, 95%FIRF) , BREVIEIALZIHEREESZVIVEGHEIEE. *eM5H, LX10284K
MSEMEREF, RREMELX. MMERENRRETEAREN, BEHRHIEERNRIRARE, BRE—
IR ARV EGFiaTT IBHUERRI IR AE .

‘@ IRFIEETTE NFS-01: IRRERISEEHRSREREESSMmBILLED

NFS-01 2—XEFAAVERBENDAERWEIRRERT A, EMBERREAIIIILeberEEMEIIH
£9%% (LHON) HOBYREFESREAHCHIT. FAFEEMAFDA INDHUERIT LAESIAERIIREER
TATIREFER, NFS-017MKSCOESRME AT AR AE. BRl, NFS-012FEREEFTXILHON-ND4
REFRIRRAFRIIE—IRRMBRNERAT ™M, BESIITHRREITMN186BIZINE, RIKMEIHIAT5E0
MNA, BREEBEMNNERRIFLSM, SEREAGERNTBERETHR, NFS-01GEMALEKEDN
FAATLHONIE R, NEETRKIIIEE, RIS EIEERAT MmE T,

BRRIR: AFFER, DRIXDHT
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3.1 EEEREREHARE LTS

o I IRERELR-HbABIM (transfusion-dependent B-thalassemia, TDT) : TDTEEELRSMEMIMFIEL, 877K
ENE, HAEIRKIERZEEIREXE. ERGTEIXEaTrEREa8EMEeH, BRI EmMkRE:,
EaTER MK SO EMET AR

S RREER BAMIE @ BlkESE
A2 e —/Kinly DoETR
KB F RIS tﬁ,ﬁﬂﬁ%%mﬂﬂ ERIKERATZH
TDTEEFLSHERMAREE, TOTERATBEREEEESENTH TDTEERSMMNE%ERYD
miesdH. SEERERAaTHE R EEEXE, (B3R LNIER 105 7C/4E; EMTFpemEzEER
KARKRL, EMTHEEESR (HbF) Bk, MEEREMEEN. #9505 —100/G 70, BEFEER
ARED, BSHE. BEK —RMERTAEEEE KBRS, H, —REETEERERKBE
HRL50 75 70 BT % F RS, ROMMEN. BfRE. BRRE%KE frfil, HESER. BRES
S BB KBS RHATT. TIERNG, HYEEERE. ZIRERF AT R M.

& HELRF: BRL1VE—RIEATFEESMMAYAT{TIE

BRL-1012BEEYM B FH AN — R ERFREBRNE M TIRT L. X RBIRESE BNEMTA
g, BEMEBCLMARRAR SR EET, EMAEy-HRERFRE, SNEER/LMAES (HbF) &£
B, NTIEREESZEMESN, HHEENE, BRL-101RAIIBCLIAER FRIBRACHERC L
FmADWIE, FEBCLA-HbFEENEIEAR ORI ZEM, BER "2024F8 R KEGHFEES
¥ 5 2026 FERRFRER" | ENE T IZERE MR RRER AT PO S REWNE, 1
4b, BRL-101RFAIERSEIXS, ATNELERRSHABTES T RIMENREXG, H— S REKH
Zet,

#ZE20265F8820H, BRL-101BRit5rk456BHEE; ITRIEAEMIGAK156FE100%EMELE
121 BB MR (T12), HPEEHESRIERSIKIHEASEZ6E, KBTIGR305BEZETITI2H
LI BHEREEETrAESER, HE2REENECITMAHSEFRISHEBMMER. IHRARFRMEE
GVHD, TMEEAREGSEIIMFIBHETET, #—SAH T BRL-10MEA—R AT B KR MAYE
71, BEIESKES MR BETRERERNFE. AT, BRL-101 EXARMESAREERR
FNature Medicine (2022) , EEMENIEREELUREHETM, BRL-101E/M8BIlRRFRHER
AR FERMERGT R, HEEAEMARERETE.

%7 HxEG: RM-001RFM MK IER- SR MY —IRIEATT R
RMO0012—FREHRIB- AR A MK SRR AR RAREE RIS, B AIMREIE TN
HBG12BEET, BEAIS/LIAERRE, REMAEAZEFEKFHRERT. HBG1/2/55)
FEEBERMSSMNAERERE, (ERNEIEERER. RMOOIATIEMXEERNEIEIIRE, Hsk
TR BEMNESEAEERERG, RAEEHBG12BaIFRER., RIMNSEMAS) LN B
SHFERE (HPFH) MABERIBERMEFRE, MZBARET ARREZEMIZ SRR,
#ZE20265F8H31H, EH47HITDTESE (éﬂﬁﬁ%fﬂi{ll PRiRG2ER28M) H#EZRMO0TATT, &ME
FERRINEE100%; TR T HAIMGARAS19BIEEEY (100%) KBIEETHEATI2, BOEEHEHMER
i34 55, FRiZATHIBENEASIETS, SCasgevy®@AFHEELIRIEL, RMOO1EFRMERLRIBEA

(715K vs 29-30K) . MMRIEN (PRI21K vs 43.5-52K) RARGAIMATE (118K vs £935

x) AEIYER, BREEFEIKTIZERE (VOD, Casgevy®7912.5%—15.4%) , FIREF=SIEXFZER
REERETHES, BUHRMEERFESTDTES KEZERMIMERNIGERNE, 25580

best-in-Class;= .

medicine RN

CRISPR-Cas9-mediated gene
editing of the BCL11A enhancer
for pediatric p°/B° transfusion-
dependent B-thalassemia
Bin Fu ®'5¢%4, Jiaoyang Liao (%%, Shuanghong Chen?*,
We Li®?, Qiudao Wang?, Jian Hu!, Fei Yang?,
her Isiao?, Yanl ht:gJag‘hrenWangz
rangpmgcnu. Yuanjin Zhang?, Xin Wang ©%,

Dali Li 2245, Mingyao Liu (0234 51 and
Yuxuan Wu 2652
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3.1 EEEMAESIAIRILICEIR

Y, HERP: ERMAHBBE, BFBEFLHICS-101/CS-206RMLBest-in-ClassIEFRTH
CS-101/CS-206 REFAMETEEROHERBE (EHRHERIER) FENEIMNIEGETE,
SRS R MR RARRIG: B e B SNEN TARHBG1 BN TR, 5
FrEGERR)LMAIER (HoF) FRX, FEMAEERERSEEERKE, tEERmMkE. EFHNgRNA Correctseq
H“Bi-4ARMISIIEt, (BEMHBGI BN FTNEES kTN -HEQSE, AARSLEE EEER
(Han et al., Cell Stem Cell, 2023) nature mmmmfi::!:n
HE200658H, DATIORISAIG-EBRES, EOp-EHEEHSNERAE, #2 Clinicalapplicationof
FSEHZRRVOCSIB18 B, CS101E SRR, FIEEE100%mMERmmkintsE—aE, | baseeditingfortreating
SHIERAR. Fra SRR A A B E R ERE1 A BrEnsnks, m| B-thalassaemia
BE3YE, HOFRETN1193 gL, SMIEERETFHN128.3 glL; EIRE124H, HOFRET ﬁﬁ"{:ﬂﬁ*&:ﬁ:ﬂw
1979129.8 g/L, BMAEERETFIIH131.9 g/L, BIMLEBest-in-ClasslifiFRT. enchao K, YaolangHou'’ Annaia il
ERS BB ERAIGREMERRKNETRERIEES, CS-101IGRRERE T Nature, }ERS Hng"™ s Ghere=*
SETFEFNFEEEGESYIGRER, WHEBATN SIS MTAIATT 8- Fm ke
(new high-water mark) ., CS-101/CS-2067ER1l. L. KT, EMNELIKARBEETRB- MR
ER R BIMGRAT, FAEFEYERAEKIIRRIGE, Wi s R R
TEABLEkBest-in-ClassEEREZYIE S (Liu et al., Cell Stem Cell, 2026) , FIREF=FIEXEREEH,

& HZEFI: GMCN-508BINERBHBEEIMERRE-HHSR AT ISR

GMCN-508B 2— Xt X MK MELR-HchiS M (TDT) MERITIE, B IBHBHAEIIEENER-
globinERSNEE BIFCO34+EMTA, FFIMEREHEEHER, WIRSELNIRELER. KA
—RYEAT, ERIEET2023F R AT ERNEIEN FARBARENERHITRILR, HNKIERES
WER; ERUERMEIGRASRELTR, EEPNEBITOTEETIKPRIRINR S IEERIE, B
HIERAMEE R K ERILATROE .

» EfETEmRR R

ERGNEFENATHERE. RELH, GTRIENERES, BEENURRKEHNSXTRM. EEaTBI Rt
S[ATMEMEA FAHKIRIRERE, BEHERENESERIT PR,

S RRRER © BAME %> AL LiSEE
PREET IRNTE —IRGZ, KHERRIX HEREIB AT A
LA A B9 FVII BRGaT A MAREEATET AAV Bk ICER 8 FIX FFLiAr 2B
i, ADVATE ® iBAHIEEFENR FVIII 5 FIX JRISF5 X Z 4R, HENK 75 BETAL, &5 &Fit
FRBSFEZS M@ A 20-40 IU/g , FREESFEERNE T, Bl HRITRARREIT 375 BT,
BPEREL 3-4 REspKEE. IR BRGT, "RETRE. BEE Hemgenix® EEMLIA 350 5
% B /1, ICER iBH FIX FfAia HHIN=R, HEERMKEETIRG STTIR, BAXIRHMESE FIX Fbh

BB 75 =Tl E. PN JAfrE 4-5 FENEITYIRAN.

@ H3EEH: Hemgenix IGIE—IRHARTIEHES FIX FRBGATRIRITIE

Hemgenix ® 2FITAAIASS B B9 AAV EEATT, BIESREIKETR FIX-Padua fRA3F5IS
NIF4ERE, FREB SRR T IX. HOPE-B fiRExR, BAATFEEEFEWHIMERMN

41 RIFEREE 1.9 R/, R 94% BEFILEN FIX P H4ESTRmar NS, BiEy
MARERST E—RETF IR

BRRIR: AFFER, DRIXDHT
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3.1 EEEMERIRAREILRTR

CNSEmiaTT i YRR T MRFRIREIZMINGK, MREIIRERAE IR, BEiQTrEEIHEN. MRERET
TRUEASIIIPREBE, BENPREFELORIZNE, ERINESERBIBENE. ReEfKEBEREINE.

S RRERBR € HARME 4z ElkiBig

il SR INESES EEBIXCNSIE RS SN EERIE S
CNSZTHIFF R EREL A MK CNSEEAFFHIROMMEEF4udaize B LA RAIST, CNSIEXE
FiE, MIFREEEEIT8%k IRIMANGRRE, SarrBEEEESEEN. B ER&EN — RIS IEA,
INSFERIVEFEARS T B ERERT. TERaEN Novartisfitvisma ©FF22 R LA b
AT RN, SEUF RS TR A TR SR N =AES T, SMAEE, KEHRINEI2595557T,
ST LIRS AR A E RIS S EttS, LR Zolgensma ®£925075557T;

E, YSMA, AADCHR=fE. = T#2{LAAV/BBBESEELE AT 2R Zolgensma ®7E2025F I = E LK
EEEIE R TIR ®EH. BEGRERE TR $4EE£99 2572575, {BCNSFERILAL]
TS, AR AT SPSCIURHRRRL, (AT R W, SZHREREAIR
SRGRITHAEIELE, MEER AT YELL [EIRRRAS, . HESHE. BHEANESE,

WEERENHEIRE,

& EERO: ItvismaliECNSEEAT MESIHER AR EMER

Novartisfltvisma/Zolgensma ®IGIF ¥ SMAFR— R EE AT HISZ(iB4E, Itvisma®F20255
SRFDAHLERT25 RLA ESMARRE, RAZSSHEEBESEECNSHEH S, EEAND
2597350, HENERR P ERENEETEO BB EENE. ZEfRCNSERGTE
MHEESIQIEFFaFIElL, FHRERCNSYIRBE BN K AT Esrs X 1iZiE,

BRRIR: AFFER, DRIXDHT
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3.1 FE SNSRI RIR

» LMERNERE

OMESKRERET, BEATHRITHEREEEEEAEESNCREIKPERE. USKSEERRMENF], BEFK
HIREPELDL-C; EEFATREBT DRSS TFIEISA Mg, BEETNESRAEKBARGEN, B
WERFRIERRT RS, et BRARBREE D BB,

S/ RHEER

BB MEIERARIKHATIE

Rt SR EREIESE B HACRE
FELOL-CKFE, KEOMEEHNEE
=htE. OERTEEEBT. KifrZEh
e, BNEEMEATEE TSR
PCSKONHIFISsatiATT. PCSKIE
BREEMRELDL-C, BEENEE2-4
B TER—IR, LARepathaafil, =&
ANFHNIELI$573/8, F0E522£9$6,900,
EERBINE.,

A BARMNE

FHAEEEE), <HARERS

PCSKOZU M ERISHTIR LT FEHIME
FRBERZSYIEE R, PCSKOSEHLDLZ K
PR, PRRATAEEMRLDL-CAYBES; Eit,
K HARREPCSKOK AT 458 DL-CiERR,

HEATIETLNP, AAVERTELEBERS,

1B PCSKOER I T EafRNATFH T
EEFER. ERANEETROEE—E
FRRITLDLERE, WTEESLIHSE O

EXBRIED.

> miLitiZiE

MHESEBABIAN

OIMEREHUS BB RINBRZAIR
FRRIIPCSKOMFIR, IMBEHFRTMA
HEXIEE, E, ZRE AT AUE
BALDL-C I EAIFEAT BTG
B, IRBIREEREXIGER
=, FORETRESEmRIRRIIE
FNE. EAEREERTRETM

HeFH/HoFH, BRBWEEEE/ERE
BEYIN, BRERAE ZAFHEE.

& HIEP: VERVE-10281F—RIEPCSKORIEM R I

Verve/LillyFF REWARRNERRIETIAVERVE-102, 1B BIREKMTISHERIETLR (base editor) BEZEFHE,
EREXFIPCSKOERE, MIRLMEPCSKOEMFILIELDL-CiEl. 1bHBIERIRNIE (Heart-2fA%) HUERR, R
ABTFREMSEERBMAE (HeFH) SRRT0E (CAD) B&EH, BIRVERVE-102EHEESFIEE (1.0

mg/kg) HILDL-CIEIEIA62%, PCSKOEHIEIEIAS8%, BRMEBRATEXTERAREM. ZTRERKIA18D

B BB RS, M IRIE T R IR E R B IEASA AT T .

LY-M0012—5K
IAEEEINEAEEE (GCase) , LIANREERKANESEM. TMIRIEARER, 6fEERES AT EINIM

GCase’KF9FHE, Lyso-GL1TRiE, MAERKRM/IMRITENE, ERENEEREERAT, ZTHERK
25N BRIBESRISEMERS, FRY, B REFE AT 1R T,
AREBH, BRHBERRER T RO HRES KEEENRET RIBNIGRE .

‘p& EER6: LY-MOooRFELEBRMIKHIEEiarm—X R Ear i3

EIXSIBICEHRAIAAVERTIE, BITAAVSHIFEBIXCBATRER, KBRE XTSI IHSEE

LEMOH, FRRRESSEHYIERITE

@ ESEE6l: ZS80sLARRIAESIRFEN Rim KA E

ZS8052—FRETX A BRRAIrAAVERTIE,

BERTEE AN BRRREBRENE, BRI RBn0E .

BT AFIHSERERIA-HFEETEBA (o-Gal A) |, HFREEFRER
KESEME, IRRARER, EF1288EHEIZSe055IRATT, SKEHRIZ171MNE, BEKHo-Gal ABSEE
BEIRES, SRRV TFHAE TR, L2M5mE, ZSe0sBAmZHRIF, ReMXaE, BB —xt

FROST & SULLIVAN
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3.1 EEENAETIRAIEILEIS

EE RS R OEMEBEEHNIRR SSIIIEMER., CAR-TE LR VAIEiaT BE EE SIS A& MR S MR+
TR —RIEaT & (BRSVERRMEATIERIEE. REEPOEZEEN.

S RHREER B sAME % RIS
SAEERHRESR S TR Rl BNEESRT AT
EEZTMRENNES, & IR EAT RIS ECART, PR R AT s BB EEN
ZirET. BEaTRRRA TCR-T. CAR-NKK ARBREE. WREERAESZ: Kymriah © LR —
TRITTRERSRME, Bkia CAR-TETF " EAZAY)" |, wIfEk RIMESAIFINTEEI47 51557T, iR
TEETHERESHRR, L R IEFHSEER (bR BinURA B imAEZ S RN ESHRE
ABLRAEH B EEE MR /9(), JEAE, (EHRIEARCAR-TBEE HREEN,  (EfEE
CAR-THINR, BAIWEATR 3-SESERCRE. HIiE. ¥IgFIEIE, BHA. ReMEBRERZFN,
WMEBE L FR=BIATIERE. KHNEEE S MM ERTE BsBERERnR SR, R
NCHEH, CAR-TE({EZE5 MEHEAM BRI, INEANELSTIER, v
RBEEREKPTRER. TEMEHE T MRIE,

@ ESCER: YescartalSiE—RIECAR-TIRERE R LRI LIEE

Yescarta ®2Gilead KiteFFAHICD10 CAR-TITiE, 2T MRETAT NELRIAT ENBERAT AT
HA, ENHIERESEESTHER, SEENSEFAEHCDI9MCAR, HRHEER, AFRAFHERCD1
IEEBYERITIAE, Yescarta BT EAMEGIABMITHERE, EOEMERSABE AT, 5
CAR TAIAREEHIRIEAETR. ‘

@ ESER6U: E10ALMR I B A AL HIRE SRR H Sk S AR ARt FR

E10AR— SRS RR S ERIT S, BYSHIERRRSHNEEAREIIRER, HERIARN
RMELUDFIMEN SR, BEVESROIERIRRARER, E10ABKRSIRARK 288677 RS EEpstk s
REIRESE, PUTHEEFHR3.60MNFEKET.03MNE, EHREHIRHB0.6%IESE92.6%; oM AmE,
BRARPOMREIISE10AMBEXINBBERREN, BIEERAT SERNTI BRI SRR HIiY
IEBFRINE.

BRRIR: AFFER, RO
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3.1 FEENAETRRIREILICRIR

3.1.2 EEEMAEFIEAEIETE

MBIETEE, ERGTETEER "SMENABUTRE. NHZIBRARRLEE" NRREE. kR, RRhE
RO ENREBE DA, KRRitRs. NETERKIAD, BERBAIER a7 —RMEKIIERRIEST
FNME, FEERFCASIARNE, BEBERA, LEEPNMMEF A EHRESE, ERaTINERES
FgH—SINE. MR, PIRBERSRBIAR CMEFCEIHOREERNEXR, KMZSAEE, ERliERE
BERSHHRETH. R MEIEESE.

% St rntstannd
ESi A RE

M55, &R ERFHESR
NEIERBE KRBT
s, BERBTR—IR
HEREIBRUIHIES S
FIEFENE, BELE
B ERHRACAT T,

~  PBRERSAEE

ﬁ RREIGFRELEE

BERiArEESRENA
FEURNEIBER. BED
BUiEMA. rRdEiRUEN
RO, BRRHER.
MRF GO A&
EEEREIL R R
KB,

ERHEEEA,
(¢ \D
S8 Bl HEES

HEERF. (O E B
FETIHRRRE R
K. (BIERTBAERS
i, EEETHEERER
HiZeett, TRt
B S S B R
HE.

BRRIR: AFFER, RO
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3.2 BRI RFERO

3.2.1 2E LHEREGT ST

SR
e R ERRMEN R
) GEPSTES
bf:;f")zsnglgc:c Ultragenyx Pharmaceutical %fj\a/%k G6PC laBUEENES  2026-08-19 3| N/A
Reyon Pharmaceutical
Hellxmlth " z _05-
EZIER e E ARGy DL HGF BRI 2026-05-27 hEMit N/A
EBE’ N
= =P ST =
lunsotogene parvec- BETHZ Pl OTOFZSAHEX I
cwha Decibel Therapeutics ﬁ{f el =1 2026-04-23 =E NA
Marnetegragene  Rocket Pharmaceuticals 12555, ERREREBTTRREE
autotemcel CIEMAT KLV ITGB2 it 2026-03-27 =E NIA
Fondazione Telethon
- San Raffaele-Telethon e B 1 fole
E:;'J‘Sttfr:qgcege Institute for Gene Therapy %’fﬁf’z WAS 'E%_Eﬂﬁgg‘gfﬂfé*% 2025-12-09  E, EMA N/A
et R e
Orchard Therapeutics
HPV E2,
zopapogene Precigen mEsE HPVE4, ESEAMTRmERLE
imadenovec LEEREEAR AV HPVES, s 2025-08-14 ESE] $460,000
HPV E7
Prademagene : WERE PRMEREEFRARE
zamikeracel Abeona Therapeutics EHARV COL7A1 SRR AR 2025-04-28 ESES| $3,100,000
EEREAREY (L8) BIR REXE N
SRATTE AR mak FIX Bmmiss 20250408 TEOL PER g5 05
LBEHEAREERAT  AAV
| DEHIZ BRABXE P
F;?:”:fv‘;%‘;’;e Spark Therapeutics EHIK FIX BRUM&Hs 2024-01-04 Eﬂﬁx(aﬁ) $3,500,000
5 EERHIZS AAVTh74
Lovotibeglogene BEE4Y) SRS e
o i LV HBB RIS 2023-12-08 E35| $3,100,000
E:K{.E%EL ﬂ“%—i:
CRISPR Therapeutics " N fHi{a, EMA, 0
Fxagam0logeNe  Vertex Pharmaceuticals  H3ZFF,  BCL11A %Jﬁwﬂiﬂ%rﬁ,lﬁﬂw,é 20231116 &k, BE, BE $2,200,000
ViaCyte = B, RIBR, "L,

AR S B IKE

Sarepta Therapeutics  BRHE%% Microdystrop X£E, BX, fHL
MOXeparvovec BERHIZS SHK hin MEMEFTERE 2023-06-22 {HEAHEKE, & $3,200,000
oMz R =t AAVTh74 IR

Delandistrogene

i 2B EHREESTAYRFERAE SRR

SER: FDA, EMA, NMPA, AFF&R, RIS
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3.2.1 2E LHEREGT ST

A £ i ERGMEN MR arsm
BRAES o
Bercolagene ) i EAAREAENER ey £H, EMA, HZA, $631000~
{seoeer Krystal Biotech ﬁ;ﬁ%ﬁw COL7A1 REFARRE 2023-05-19 = $1,261,000
ZDIRHIZS s
Nadofaragene FKD Therapeutics H?ﬁ*ﬁz IFNA2  SEUSSEMEEpE 20221216 2E, A& $240,000
YR HIZS
q f BR{EXE - =
Etranacogene uniQure biopharma e ' 1100 B, EMA, ZH,
dezaparvovec csL ﬁ{? FIX BEUMAR 2022-11-22 mEix, Bt $3,500,000
- BRAEXH - sz
Eladocagene PTC Therapeutics i B ERL-SEERIR 07 .
exuparvovec Agilis Biotherapeutics ‘f?\‘_‘/{;‘t AADC Q@ﬁ;ﬁfﬁ 2022:07-18  EMA, 3R, 5@ $3,950,000
Elivaldogene - SRS XS _EARANERE: e EMA (Efi) |
autotemcel B4 ALV ABCD1 e = 2021-07-16 =g $3,000,000
- BEEERHn TR P ————— EMA, k8, 3
Alidarsagene hATBERS T‘ﬁf{‘/ﬁ ARSA %%Eﬂmgﬁm?%x 20201217 3RS, R, 3 $4.250,000
Orchard Therapeutics E, Lt =B
g I S EMA (Effim) |
Betibeglogene RISy S g BEFSEM 0190520 fmm (SiEh) . $2.800,000
autotemcel ALV =
EREHIZ EPSES
Onasemnogene | ) ke A ] 2 N £E, EMA, B7,
abeparvovec NovartlsRS;:nex;)I'ir;eraples EAgf!\z/% SMN1 B ERE 2019-05-24 A S K $2,125,000
. BEHIZ EEP ST
9 Spark Therapeutics FEHIK RPE65 MNEEFEAR 2017-12-19 ZEE, BHA, EMA $850,000
neparvovec S|z AAVS
: " BEEERHS WERE PR S ES ™ B AERK P
Strimvelis Orchard Therapeutics ARV - D 2016-05-26 EMA $670,580
Neovasculgen Artgen Biotech L VEGFA FEER B NERIT 2011-12-07 B ERELFR $2,381
R hEEEERRABR S
. ] oSS R 01-
EEAPSIERS st (RYl) HEFUE  pRAdS p53 EIRE 2004-01-01 hE At $4,318
BERAT
iE: 2RE LHERGTAYRERIEBI a8 BRm M
BEERE: FDA. EMA. NMPA, AFF&RL, WDFRISZOHT
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3.2 BE AR FERS

3.2.2 REEREEATTESMS T

24 = #8400 = 38 = 8 e
[SE73i1Maa ) EARIER S IEFRNEER LA EIRE B 55300 R MNERE

ERERER ST ELCI AR, SERRERHE. BE20265F8H, SRGTIRRMERIEHRERR
TEIIEA00R, BEIRF. ASURAS. HERE. MK, WE. BRIA. CMES/\XETTUE.
300RMERE. Hb, BRFMRRG. ROWRABERSEE. MERRRFELRNTE, SRR, 2804
PR, BERE. BIE. FREXUEENZHSFEEEYEANENFMHHEHMERESL, ERATIN
FROFRIEHF S ERAES THRRIERFEUhE. SRERERST ZMRENES BN TEMR:

BE: £EEMERGTHMEREST (Riaraid, &)
e I 05
ropkas I 2
wezy I G/
site [ /5
m I 45
prz I /0
mevgs: I 27
omg I 20
NREMNERE, SREXEY "RPNSAE. SHEES OHINGEE: IGFRIERIEIRESIT3235,
MR AT REE A E f4455t; IGFRINGR, EERiERBHRMITE&iT625%. it HE=TFARMR—2025

FE20265F8H, £KCHSHMERSTTAYIRI LH. MESEHASERRERATFEIFLEN, BELE
nAIE A EH P RIE, SRERERATANIRRFAM RS BRI TERR:

BE: £REMERGTEMIERTLRMERSH

1.5% 7.8%

2.2% i L

FFRINER
A = I BRIV
= |[&ERIIER

= i PRI/1ER
= | ARIEA

BRERIR: AFFER, DRI
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3.2 BE AR FERS

3.2.3 PETEREEATT ST

3= 142 = 10 = 8 e
[SE73i1Maa ) EARIER S IEFRNEER LA EIRE B 55300 R MNERE

PEREEATEAN T ESFEERSEF. #F2026588, TECH1420ER AT AYWHNIGRMNER,
ERERBLARRHRRTIMERALRR NG |E, FEFEEADWRAS. MK, ME. S8R, OmE
FE. PEEREERTAYIRNENES B IERA FERR:

B: hEEHEESTHMEMEST (Ziafirdld, )

ey Wy

wzzg I 2 /

mowkits N /4

i I © 1
iz I ©
st I 7

npst Il 5

ome Wl 2

MREMERE, TEEZXLIGKRIBIRIMEBIIRE XS (&it1208) | Finr=HIrrEEts: SENIRRINER.
L HERERGFHNERAIIIE S1H1358. 20255E8H, #EHEZolgensmafE @3k LA, 2026558, BE=
EEZAE (NL003) FERBRESEEBMELS, PEERATHYIEMEBANEIICNER. BEER
REEHASIERARELEIAR, MtFREHEFEES AT ELMGETX EHT R, PEEHAERETS
YRR RN ER D B el N7 :

B: 2REREEATHYIGRAEMERNS

0.7% _6.3% o
007 0 T% i L

IR NIEA
= [[EERI/INIER
= || PRIIEA
= [ImPRI/IEA
= ||mPRIER

BRERIR: AFFER, DRI
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3.3 BEAITESIE ST R

ERSTRIRBINMEEMEERSTTUINHRER, Sl st OER.
3.3.1 BEATERESHABNIEZE

EEMEINEER

ERGTEEEE RIHAR. BERTIER
REREERIRESER, EEEENTE @ — =

RRRlaTrEEf
EIRRIARE, MIVEGFEMBRBERN. RE
s = = =@ HHTREKIETE, FRARORHAEN

{RSEREMRICETT B AR TICR, TR N\ /7 BRI, BERKBRINATRARRERE
ETEESEDEINASHIERNEE S 4 5. HERGTREBIISSERAHROE

FHMERTERAIRE. SRR, MIRTEHRERS KRGS 2.
BEaTTRVESTE
KRBATRSER SmFEfisg m7zmiaTr &6l

ERmaTEERERERIPEERSMAN,
FREFERR. R7. BEHRENER. EE @u = —
AT BN RS RRAT RO REET R
R, UBSHRIELaT STHEARSFRIR

ERGTEE RIS
BT, BRBERHE. B8
HOESHaTT IR E TR,
FHET AU ERAIRTIR TSI

MEZFEEEEFE KPR EFER
— = =@ ATHEMTAEAT, ATRREE, &
SRHEARE. ERMETRESIRT
BRMETFRE, BERMKERbMRZAT

HIBET 22, KEAING PR S AT ME., HMEBEAHRRET T H.
EfrEREFEIEHE ), ¢ B AR SRR
FrEREYIZE s, BEIGTATTREHEE / \ ERAT RO A G U BUR T 5805 52 1A

N\ = = @ KiiReMt, BEERSTERESHRATY
R, REETHEE KIS RIS OR L B
AT ERIBERAT, SRABRNENS
ENABMEA LS I,

REHL. . 8. IRERERieE @ — — 7
ALIRAOSTER, MTIRHRES T USRNSSR
R EE PRI N RABRAA.

3.3.2 BEAITZ(HE R SBUERIME S
BEiafr a4 2E5ZT55H

BEATTRESERRNATEAS. IBEXHENAIER, ERlEtSERME RRAMRRSR. 5k, SEBRPREB
RER. BRE. DESIRTHIERSHNG, LIHESBEFISIISAEIRE, HiRFaEHTARI R,

BIFFEFRSBRIR S

BAFERAESTIUEN. BHISZIaRT
HRERR, BHEIERNMENRARSE
REEFSTANREEE. BEREEN
HEBTHEEREEEMEN, FARELEHN
e ave-ShiARESEN

rdLERIS SHh FEARIE

AR B ERAERZ NI
XfY, BEBOBMATER. EHE
"BRR SHHEREE ETRIGIER
SRFEDRRSELHTIEANRETE
B, HAERGREESISIE.

BRAZ (RS FZINHZ
ERE, BAARARRATIRE
gl GE R E R (R,

FROST & SULLIVAN
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SRR REEIATERRDS

@ PHAZ (TS MM

ESAMXMEH, ERER. RIENER
BEEGNRERESEN. ZREEBE
ST ESERATHIKERSEEAEN
IUfS, IRESTARIRZ L,

fraiE S RpmItE

ET T AR A SIS SR (o &4
SEERTHRAEG, NMRKELNET
M, FIREURR. BREELEENE
. ZHNEE T REKET A HRE
METERE TR, FHEESI M ERE
IRITRIRSEE.
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3.4 BE AT IR S

EEREQTHAERRIFEICEEARINE, TiaEREFREEK,

3.4.1 2BEREaTHhigHE
SERERAT YAELTHEHEICEHEC N BB, EPEiEEr, SERMmimEitEHE20215M112
SETTIBIKE 20355 AY32012555T, EEMRRFERIY 3K, DIMNERSRE, 2021-2025F 2K MinEGIBKERXR160.8%, FE
SHTREFERIRM LT, ImREINERUREESIL,; 2025-2030F S SIBIKFEEE28.1%, EMFHEIEH
20255FRY36/ZZETTIR A 2 2030519125235 7T; 2030-2035F EGIBKEH—FI#E20.8%, RIMHEIKMIFELHEH
ERIBKSE, BEHN BRI EY TRINER.
M ERRTEE, SRERSTAMMANEKIERRSETIAZRICHER. 20126, EMtEGlybera ® L1, BAEER
BNRMHNERETAY, e, HINEREER. BRER. MRRARFERINESENENERTAMESA",
AN SIEMN B NN ER. IREER, BEEAAVEIR. BRSEIK. ANERBEENRERMESRREREEN
7, 2XERATHAEEIT &, Rt -REEFm ISR AE Bl ELEm.

El: £BREREGTHIAHIE (2021~2035E)

&7 HZFET

CAGR LEREFET A

2021-2025 160.8%

32.0
27.5
23.1
2025-2030E 28.1% 19.2
2030E-2035E 20.8% 15.6
125
e 9.8
45 58 :
Y B
0 e o mm HH

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

3.4.2 FEIREATT HinHiE

FEERGTHYTRENG FIGESR, Bl URER. RRISKEES" RRRIHE. 2003%F, RYIFEHEEEAA
PSIEEIEFIR "SNE REERERARLEEEEHE LT, BTN ERELT, BERANRTEDS
E2KRE MR EHNERIAT R, X—SHrSETEEER ST REEHAIGREC T ERELIREK. BEER
BEEAR, £ 12, IRRAREEISRITEIIEZEE R, SMME. FRRMEEHRRSRERRRIRRTE KT
SN, FEERSTAMTIEENRIHSAMBRHENNERKMER. SFms, TEERETHMERERQTEYLE
R, (EMpCHRNL TR, FREKISEEMCIF MR, IRREBT R, XORRTER IR

B3],
E: PEEEATHIAME (2021~2035E)

BT HIART

22.8
CAGR hERRETXTS
2021-2025 20.3% 16.9

2025-2030E 143.8%

2030E-2035E 48.3% 12.1

8.2
53
3.2
1.1 1.5
0.02 0.02 0.02 0.02 0.04 0.05 0.2

2021a  2022a  2023a 2024a 2025a 2026e 2027e 2028e  2029e 2030e 2031e 2032e  2033e  2034e  2035e
BRBRIR: NFFER, DRI
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3.5 BESTT T EFRMt R RS S{EES

hEERATEWIENRTRARSIRREN, BLERSRUEIENR. EMBEREZERSEIMEN. BR
BEAR. EfRSHOIRRIICA B/ E RiRE.

3.5.1 BEarEMU R RIS R SME ST

EHERERETEWEAAVEIE, FEIREETMRAFNEETaFNHERR, ErSIFERATIEREDE. BAH
RAEIEATENENEES. TNER, PERWHBNRUSIEFANS-RERAE, EEEEINGER. EMHR
FE AR SRE R,

*: MXRERREIEE

Bl
ARSI License-out BIBATHE ERS IR

- BrEm. IARAFEHRERN

- S/, RIFEEeIET

- EPE. XE. RifESE

* H[AFDA. EMAFISEIEFF

HIERIBINGIES TatRATRIREATNTTE FIMEXELSHONERFEIE FEIND, BLAZEMEIRTIE
- EBEIEMELRIRRITR. T . B, EXIER. B RIS « EEERECMC, IRRIXISIR
A ERiRAIR (LRI RS R FHRA R » F—HRBITIZKIHEEN it ReMHFNFIKEREIER
HEL - BETFEINEGHERE, A, REFIEREEIEE ES
- BRITFEIRANERNL, BRENSIRES HIERE - BT ERSEEEK - BEIFEFRBENSINER
FIFEOWRTHBNES = HRHEARER, IFEEEINE ™%, THNAREIEELEK
5i5EED ARERIR LA EE (e

3.5.2 BEiafrhER I HiSiRE S B

PEERGTEVAOERMUGTER "HESE @ "SHFR" FRNNR. Kk, BEEERURATE. BRIGKRNE
MEFREMBENRIE, BRAESHERATF I METREES

S

S5E.

ESEASAskBioSIEEHERTZEIRMG: SEERSHEEERE FAsKBiolARESIE, HEEHETERTEMEE
BRENERTEAR. Z&FAR T FEERATEVBSEMRSERERLER. BIERAFEHHENSIKCIFTRLE

RS,

(EFEMSBESIEFRCAR-T= R Carvykti © : (EF4EYSRE FJanssenE5IBCMA CAR-TIFEHEEIREIE,
FRACarvyktiBEEE. EUMNEHIZTt L. %0 2ETMIE AT 6, BAREEERIEIHMIgT %, ETEME
BEETF BT EESFII SRR e R Z= 5.

KA SNouvogenes Therapeutics S{FIEHEENTZERRME: RN EMRIERDBIRAESNouvogenes
Therapeutics®&E 7 HEESENY, BEMZES|INFRXERREAYIRXIRM001, BEERERSLITREBZEN
AR, BUREETHRREAERATIMR.

FROST & SULLIVAN
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S 4= — O
3.5 HEAIFITIVERRCZBS S{EEE

2024-2025%, £RERATMIEIRREASBDRZIFLELER, RAARACIENERBFESERMIATA.
leARFFAE D RBUCEISNEIF T SEE.

3.5.3 2024-2025F B Ei&Tr il —(Z SRS S o
2024-2025%F, BEETTAFRLERARMATY, HAMASTEN ZETNEARMATIHLITE, BRI
FEREEATHNEEXTE. KERETEEFTFERESURATESTSTHRAERNEYRI T, BEXBABSE
fREHIR, INPREMIERS®EX. BEFERE. CAR-THIRNATIEZEASM.

LAT22024-2025F BT T — 2 EAREEH TOP10ER:

= " N =& o =
L RAN BEATE (Bilkenusp) R ERME
Dynavax FiEIE HERT, PSRN, FptERE, et 22 IPOfS-F13 =E
GIC, Invesco, HfREEH, INEA, =6
ITHEREDRHBIRAT #A, Millennium Management, Oaktree — {BEXZSY), EERATT, BURSHIK, etc 12.49 IPO FEPRIE
Capital
Amicus Therapeutics FEIH HEAT, BEXESHE, HREEk, et 48 IPOJ5-Ht ESE|
Capstan Therapeutics poa(st: HRRE, THERTE, JHRSERK, etc 21 IPORI-F13 ESE|
Poseida Therapeutics B CAR-T, EEiafr, ERE, etc. 15 IPOF-H =E
Verve Therapeutics HES BERRGRKAL, IREEEAR, BEREAT, etc 13 IPOfS-F13 =E
BridgeBio Pharma CPP Investments, Blue Owl EHREAT, INDF, IRRSER, etc. 125 IPOE%E*ZW%E ESe|
CureVac BioNTech HEMmE, AR, IEmSEHIK, et 12.5 IPOfS-31 EE
Kate Therapeutics B HEar, miRNA, Sk, etc. 1 IPORI-FH =H

3.5.4 2024-2025F EE;&TT MGk EABD3ZHTOP10

2024-20255, HEANERIATZAYINDIRS, 2024—20255, SRERET MR AE114EHYIEXBDRS, H
RSB EHHERTIIE SWRL138.312370, BERBEENT8.112522.3(25 w28, ki BT ERATLFIZ Il
S0IFBEMRR ATIAR, SIFFNRSEIRE. BT, &FFA. IINEHESE, RXSMREEEMRERY, b
FEEEGTEATS. MBAKRMNS, AAVEARSINPEEXEEZERERE, BRBATEEPTHRERR. OOERF
SRR, RIRHEABRGEIEEIINISESEIAERIGT B4 5TFa8E. LITE2024-2025F B G Mi%E
ABDRZZTOP10EE.:

plorl

5 e e T
KEXHESIRE (Million USD) ErdZES RRME  EARKE-RS
s
Al RATERHED AVB-101 2230 18, HB % GRN 2024-10-08 E@ﬁﬁ\?ﬁm‘
Arbor u AiE, BT, PN oo BEERASREER
Biotechnologies HFEHIZ ABO-101 2100 Y m, FANFES HAO1 2025-10-08 NP
Sangamo ) N - P SESEE 70
Therapeutics HE&ZRR Tauopathies 1950 B, BUFT %R, FRAFES Tau 2024-08-06 o
VERVE-102, o .
verve ilHZ%  VERVE-301, 1300 by W, mE ook ANGPTLS, - sgp5.06.17 BRERACKHIELIR
Therapeutics VERVE-2 Lp(a) LNP
-201
e @ a IR
Therapeutics TEEHIZ VY-SMN101, HD 1300 &1 e HTT, MSH3, SMN1 2024-01-02 ]
BRAER P HAAR
Shape VectorY VTx-002, VTx- S, o PN g o R
Therapeutics Therapeutics 003, VTx-005 1200 BN @, BASEE Teu, HTT, TDP-43  2025-09-18 AAV%;@{E?A*E%/QFQ
Orna Vertex Sickle cell disease, . o . ASRRAKEIER A
Therapeutics ~ Pharmaceuticals ~ B-thalassemia 0 &fF, HAtR B BCL11A 2025-01-07 NP
Dyno " : N N i e
Therapeutics DEHIE 1050 =X(d BASFE 2024-10-24
JCR Alexion N e
Pharmaceuticals  Pharmaceuticals 25 TR BAFE - 2025-07-08
RGX 111, s
Regenxbio  BAHZitketatt  clemidsogene 810 IBUAFAL, AfF il IDS, IDUA 2025.01-14 FRIEARERIE
lanparvovec

BRERIR: AFFER, DRI
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412K RPERESTITIR RIS
BERATTUARKRIERBE—T @5, FLERABR. RASRERZHERIXGIIRFMRFMER.

41 2RRHPERRST TR RIS

ERATTRRASER. HRARKERPRZSEHEES, TILRKRFEECR. RANRERR=77HLREH. BT

HNBERME AR E SIS EESANGEREYE, Al ERRETFMEBERFSR AR L IEERIRENER
=M, MEETENREEIRENE TN REREIFHRRERIEA. AR AR AL ER.
411 BAIBERIME: RERAFHEE, MEERRTTmIGREY
HRERT RN AR R AN BREITRESAE AT EMAMEE. B, SEBRNEERTR
BH—XZ O —AE, Bl ESRURTLARSIREEMAS. IR ELEX, BRES
RIEFFEARNEG,; 5—AHE, INEREEE. FIRETERIEEI LSRN Ear~R LR, EeHA
R ERFRENE, MTRS [ FNEARFEUEN.
EEFDACHAEXI RO EAT ISE1ESR, B=CMC, ENRIGKTA. MAFSEIME,; R, RMAT, Fast
Track, Breakthrough Therapy, Accelerated Approval I LZAEFS, ArEERFIIEEERIAT migis
TCILERES AR, PEREARIIAFHBEREISTEEGT %N, COEBEAHERAT = RIFIRR
R, KHARES. AARERISTAEMR. AAVER, EURERATERAESERN, XEEmiEEHs, 8T
EEEWFAEENATTEE, FENERATNEIIREENEIE. TS5NIRRTR.

- EEEEATRREBERTEE

{Human Gene Therapy for Rare Diseases)
« ZEEFNENRERAT T RIRHREN, ERRTIMEAAR. BAREHAR. IRRERERE.
KEAETAT IR X, ARNRERT ARMERER AIRRT R,

PEIEEATT AR IEBERTSE
(EEaT~RIFEFRARS TR EARESEN (:#13) ) °

{Chemistry, Manufacturing, and Control Information for Human Gene Therapy INDs)
ZiEraEREEIAT T RINDERHPIICMCERIEK, BHEEMRT. £=T2. RENE. B
W, HE. FRERLEMHENERS, BEWHNEEIRRFAMEBINEEKIE.

ISRV ESREEATT RV, BRHMNE. £Moh. RENKE. RRRERKBESHS
FFIEARIFNIRHER, AEIFEIRRRI BORBIEE R N GIRAKIE.

(FARBERTRGFARSIFHMEARSEN (#13) )
ZXHREAAVERRERAT T RVASEAR, EREMIE. £-12. REHRR. BNEN.
REEFHARELRAREER, BUTRFTRCMCHARINEM.

(EEiaTr - RIKHEHIERATREAESEN (:#17) )
HNERATTRAUFET K., EAMARRNMEFRESXEESR, ZESRE
EKHIZ2MMEFEHERE, I EHRIEXBIEEIRAEANEZE,
BRERIR: AFFER, DRI
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412K RPEERES

TP AR RIEEN D

BEl: BERIMEISERE, HNEEETIENRRE

ERRIRENE

COERHFER A SERAT AR
ARIESFEN, BHCMC, FEIGARMT.
IRRRIegT, KEELR LHEEES
KEEAT, AEUERRTI. REHT

BEFRISERE

DR AL

FDAR R B R NBEEFEXE
EHESR, FHFESSEIND, BLA, CMC,
FFIEARARRIGARITNER, AEEET
PN RERFF R R i ERIER AR AR

FOEAERIR-PIR A E IR KR,

INHRIGEREE

BRERNRRRUEEE, BLEE
AAVEK, [BERS. CAR-T, ZEEE
EAT SO mRE, HBEEIRER
[EHA B EATIE RS R L IRARFT A S
&, NI IEE RENIRRIGEMNER.

BERRNER N TRACURRRE
, RECUMMBEESTZ. RERH,
ZWIFNIKBEILHRRER, R
EiAT - RARRIE R RN IS,
FIFEREIRARFTRINER.

4.1.2 iARTERAONIE: EREE, REESHIRHRM

IGPRESAE T

AOMERRAR.

ZISF R

RMAT. Fast Track, Breakthrough.
Accelerated Approval IR LE],
HEERE. TN ARBEIRRT RS
HAVEEST - mis(UEMSs, BT
FERG LI EMIBAREAREI L mAEER,

SRMGIERRIEE

SIXPIVEER ARY, IKEAT RPN FIETERE
IRERMEFRR, EENERFRAET
HEE, BEECRRA. EHEHARN
KEAREHRINIAR, EEIGTFRmlL
RHE RIEANIEESS.

©  HRAESEERIAT TR RO NZ—, EAEEREN T SRS REPRIXERM: B,

BLECAMEIR. BECHMZEMNERS. IUREFRATRE—EMEEX. BEAIRITAAVARR. HEmE.

e

BERFFRATIANR, BRI IEDZE R AT OO Bt N NN SCHUIGAREL AU ER.
E: ATEMAAVEBEERESREM, HNEERTIRREL

ABEITAAVASS: BIIH1EEFS
RBEREFME L AAVRTZFS
b=t SverAsCiat ul I YN

PRIFLAZ5/IS: Dyno-bn8TERN
RERGTERS, LAESRS
iE1/259F 2L A RUEX.

MERSMSERYE: (K825
EREMTHEFEEE. 2RR
MREFRAES, BIRER
TTRAREEE .

Zfl: Dyno Therapeutics
AITT2{LAAVE{FDyno-bns
BABME: ALZITAAVKT, BATIRERE
#ILSERR: Dyno-bn8TEIE A RISSEENIALAAE
BTERd, LIZ91/25F B TMEE S
LS.
RMWE: HRER, ZEATRDTES
ERXXE, FRRIEFAAVERIBLTIAEE
REVSENER.
TSN : AT EARE RAERE R AATFIER
HY, IREBIEEENY, FHEEESTNEE
TR MIR TR,
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4.1 2B PEIEE TR RIREN 1
B FEANTLERIRIN

BABE EE=E ik E

B30 S N AHTEAAV RIS R AL, e N
ATEUAAVEG  EEROREa, Moo, Feodiean  FEUEER, SEmetHE

HE
MCRISPR/Cas /M SIUMELRIE. RNASHE. Prime oo picrw s, ‘
AR IS g B BRI, TR EEHIREEA e BRI
ERERIRE AT NG i
AAV, LNPREMEAFHESBE RGBT IRRER. HiE, " S
AL RS FEETHIRRBRIRAL, BEAMBEL. H0 SRR TSGR,
VERR A Sl ~

4.1.3 BiEERREEETE: T ERITEAM TS

MEERERST T RMARBTAENGRERAANER, FRERE. £ ERARKIZ S PN ERRLET.
Stemzaiatt, BREiar - mBE SR SRASadRRSBIERS. EEROEHER. £ 128, BTl
SUFATREZRIRARE. ==f). Z2AETRE. BUMENTTEFHE—SERIsmm. B, REEERERRF A RR
ERELR, BREREERAT T MEGIAISHIE. AR AR R LA R,

MRIEEE, BEEAICMC, JIMEN. ZREES. SEMR. REREHITIKEELIER, EHRESH
BRAOAEFTIME. BRERE, EEANEGM TR EIRRRHRIE B BNRERR, H RN RARARR
TEEN. WHTWMS, f—. BEMETHITHNRENERBRSESE. BETATNTREetSBRIMRIEE,
HESEEATEMERIUTE. TIRIE. ATAURAIF L ERNER.

BE: REEHFEARRAEE AT LEER

p
-------- >
[}
AR IR
ERERHER - BEEEAREHRNG
. BiGEEES e RRe S Bt
TEHEES . SEERTA
SHiE— B REEHEFAR . ERFHIEERRTS ST
Kz S RN BRI © CMCHRzx=E . Rl
BNEERAENL
. ISR
;——/ - BREtSeEEMETEN
I . REBRESNRRRS
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4.2 XK PERERTTITIRR A REiES

EEATENRRINERERR, BEEMEAE, BA, BESIRERIEFERNIHIECREMER,
SHRRPEREEETITIRRRRESE

K, eRRPEERSTTINRFEREERRER ZRRMETEe. BE. TREIlar. —AHE, HER
BN, BAMIZRME. FWBSTESIEBDEIHFENER, EENFNERATEESTRAELIGRENL, B—HH,
HRETELEH—PHENERATRARKOEESEE SN, THIHNERN, BB EERERNSRARE.

4.2.1 FRAIRNSEEER

SEREFRGT TR RN TREE KN, BATRME. BEHNE, BEENSEREIESEEREN TV &S
¥E. BEAAVER, BERRE. INPBERESHATRHA, CUMAEREESFLRATEURARR. ERERRE
WRMZE%RESTR. SIttRER, ABBEMEREEYRARATIBIIBDSEIE. License-in/License-out, BREFFARES
RINEBBRIERA, HEIRHARARRRIGREL.

: BFSBDSIERRIENEEGTT ELINEREL

AT N h LA HUES License-in /
BIVC. IPO. e PRI Hicense-out BRI A
BREST, PR BAREARTE, % BITS HARISHEAT fE, SR, AL
ZoMIEE. INDERIRAT XS, Ho PR, IR FRER RN,
IR SRS HBERBTR AT RIS LR RIS
e \ ] At t

4.2.2 5T SRS EHREE

BEFEiar SRNANEESTTERESRE. RFREXLERERPmBIOTE. BERARBMIRRENIAR, BERS
T ROENE AR ETEMIFER S S = R ERARIEH. LAGenprexBIGPX-002fERBER AT TR A, %iTiEBIAAV
BRREPAX1FIMafAREIBIXERR, SESSEIRMIRRIIREIERHAIRIEt, SEERIBpAIREESIIRERE.

E: ER&TEMENSHEEFERNHRIERATIEERE

‘:)5%@%@@ >>¢ﬁ%‘ﬁ&#§ﬁﬁ >’€%D$ﬁﬁhﬁﬁ

FIEER. IRRHERR. e, HERFRR. HERRm. (OIMEERR.
MiREGESS gt IRIGERR. 1B
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m BHETiEEXEN: g% BRL Medicine

BRI/

MEDICINE

B EEWD

B RRERER (35)

BRL-101/&7 i MK E MR- B MATARLREK -
%FNature Medicine, FFREFIREFE INDIILE

m 2FENE

LY (BRL Medicine) AizF20135, SEMIF LB, FETTTFEERRMBITZRIHAR. FRKIG
RRIA. ~EBESREEENRER. BERRIEER. ESERME, S@ nslTaeTs. BAR
HPTFE. IFSERESCAR-TEEEAAEIURATE, HAERESZENTHRRERGT. BfE
NBRECAR-TRIFFSERESCAR TEERUMAES., NEEMESERAT (CGT) WHATHAR
FYERBAZRTCell. Nature, Nature MedicinefzNature BiotechnologyZEFRFARHEAT], PO FATLENIE
Cellii%RY “Best of Cell 2024" J “Cell Line: 2014-2024" | "2024FEHERIFHHE" |, F5E
20245 EIBTRIFRAHS —SREEFEFRE, BPECCTHHFREIRLEIF SIRRELEINE
R,

BRL-303EfhS4RCAR-T;&T B B -
REREBKENRZETCell, FHikNature,

BRL-101% BRL-303 /R A 58
SHEERSINASGCT, Ok

BERES S : IRERIIRE
BRL201 PR BERES CAR-TfﬂnﬁE% BET  Nature Reviews Rheumatology 2535 BRLfm;ﬁﬁllﬁﬂiiﬁﬁit_gu
Nature, HFEFIREFEINDILE B ———— ool
Sohki@i2{ZTc A R BEERLE 7o 7T =
2022 2024 207
2020 /\A
5050 2023 2025

N\

TnTH <Ns2

SHEAEHH EEEGE BRL-301 & # 5 & CAR-T BRL-303t8X R AR AZT Cell Research, Med; FHAi%
BAAr B R E SRS EINDHLIE “ Best of Cell 2024” , " 2024fFE-+ARHZHRIIE"

2 I K9 I PR 23R
BRL-101#9 BET3K

Tty

1% iF & 2024 ERERIFHAHE"

NTEK “20245E EiEHRIFEA M-S
BRL-3033K/5EINDiLIE

BEEYMRTEERSAERATURATEZ—, BERETENRELHOLTEINRNG, BAMASET R —R~m
HEXEHD. HFBRL-101IXBEEIGRARCSEIFURERTHER, thEBRIFTEA-tHiEs MIGHKREEST PRl
FiERIRITR, SERTREEEEMNERRE"R. R, RIEATXE, BRL-303ZLHEMATFATESRREIEER
REIRMSRISCAR-T= R, BRISHABIERE, EABEENESRENRKBEENEE,. TREESIH—aTFR.

8]

A &

\
oaEEEss———
ERSEEATHEE  FACEBEMABCAR-THEZATHER EMIRTHSESSIEREH ERECAR-TIA
AEEENTHEERR BRL-3032 £ IREMER ANRSIAFRARTCell, AEFRAERNERR
IEMIE R R ARG ERfaTESREEE Nature. Nature Medicine. CAR-TRIFRSERES
R EZ. 2R, BT FmeREEHHHRMSE Nature Biotechnology<5[E| CAR-THRARARL, H

AT R AR E B- b R
ZMAYBRL-101BiXEE
ETRES, EEEER
PR IE R R R RAVE
Ei&Tr=m, Zr-miEs
— S ERREEFRRE.

{SCAR-TF= g, 1EXEAHE
SLERIITHZSH, 7618
HI9LIIRKRER, SRI-
ARIEERK100%, BRM
22%]ICANS. GVHD=>2
4%CRS,

FSUREATI; FHEfEsstE
PREREEIR "20244FFE i

MRIEARES SR |

"2024FEFEREFETX

R . "hE20225E

BEEFHE" SE.

¥, BRL-201ALIKES
RAERSERESEAR
KIPD1-CAR-TFE g, PR
FTFNHLATT, 8RR
SR AT FNature |

eClinicalMedicine,
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m EHETiEtAEcEIk

u ERES

> ENTFHEFE: FAERMERSNSENENTMZHT
BRI, EinEENTRERAZIBERR, BEEREN
MO HERSIRMIBEHE, WTXELET IIRARRRHER.
ENFEEERTZERLERLF. 22Us. (FREE . A
THRBESNS, BELI—IKE

> EREARTE: MAERMERARBISRAEEAIELIHR
REfF, EREARFREZSMANERMNEM L, STITR
REaT T mESERN. BETZFeFANEREARTmE
BHAE. ERER. £FREE. IZREFMNE.

n BT

7. BERE.

: F¥BESEY) BRL Medicine

ERSERESCARTES: RAIFBSHIATIICARES
HERE, HERSHAEER, RFrCAR-THIRINEE.
° BEmett. B3, BEARAY RIEEFNES.

BEFEFARHTES: BEARRES. BERE
NEEEMRETR, 2TZ2HRRARRIEAESR
AFFR, EWENE. FRUNZSE T RERERS

"e.
° ISERITARTS: BYERRFERRZUSCART, &
SERGENEERE. SFENSREMEIIRE, Kot
° METRRE S REMEIF OER.
FHREERIECAR-TES: BUARBXRAERNEDE
THHNE, SCEUARAERKCAR-T, E&TFZEIL. RAMEAM
ARMHRESSMES.

REMED TR FTIAREREIRRE. BeRRMRBENRINESERERKINAT A, BRERER. QRKEENTA
[BFa. BRAE CART FERIFRSERES CAR-T FEFRUATE, B 7 E=EEEMRERE. BRREIHRREIE
FRBUENS TR ESZ, TREFEEERNUEARRIRE R, FHIEEH R OELMIRRIT A IEN AR,

E(E MR

BRL-1012—#XFAFTDTRSCDHY
BREM TS, BidRmEx
FREXEEH) LIIES
(HbF) HiX, MEESENERE
magh. HRHBIGRMET20225
88 %% FNature Medicine; #ZE
20265E8H20H, TDTXEEMEIER
MREKEEBETRES,

H: BREYHEESHE

BEREERE iR

BRL-2012—7FATFR/R B-NHLAYIE
fREEMEAPD1-CAR-TF R, HE

BRL-3032—5R#EECD 19 EFR
{KCAR-TF=g:, FIFSLE. SScR

NS, EEIERRERE HRARRIERRET Nature (2022)
FCell (2024) . Cell Research % eClinicalMedicine (2023) , FF%

(2025) ReMed (2025) ; 20256F iF “2022$¢l§1mlﬂ§$—+ﬂﬁ\?ﬁiﬁ N\
128, HSLEERMESRILHEIND, B HEN2FRERRTER
BAERIGERIN LEBRE, B, BRL-201A9IH]
ERRIERIASR IEE R ERR S,

I@ERI/IER

i e A iERAE IEERAD Tizte I FRIER (=) HiE
Elﬂlféﬂiﬂﬂ BRLAOT HIMAKIHER-HFEREM (TDT) KR EIERR
ik HIREIM (SCD) T
REMLIBPRE (SLE) IEGFRIFA
BRL-303 RFMERELEE (SSc) T
IRBHEL (LN) 1)
ﬁﬁ%@; SRAEAMBMEIFETSHER
CAR-Tf7? EAMBMEIFESSMER (RR
BRL-30T | GNHL) . SECHEMEREN (ALL) | 6
BRL-307 SLBBEETTH (gMG) T
BRL-502 SLARSE I ERED
ERSESR S oo
g@ BRL-201 EEIXEIE‘I(ERB}RBJEBE_?\IEE;%QMEE -
CAR-TITi&
KRCAR-T BRL-801 SLINEE R IE5ERAD
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m BEFTFiEExEIl: X185 Doublle Bioproduct

. RFNE
I HRAB A RERRATRIIF20014E, E—RUMESEEST A0, EHMEEEARR
FROBFAHE. IREURF I ERS AR RUMEEERe, ATDREHEIZD,
KEPRs AR AT, CHRUSEANRIIERGS. SEA-TREERER
SESAERFS. AR, ARRTERISRARENERNREL, FHRES
PHEEEMHRERAT e TSR, REEH. IGRTSREFSUI—R KA.

Guangzhou Doublle Bio-product Co., Ltd.

/’)
E E/ <7

" BREEGE - E10B (EEAV-FHREBRS -« E10AEOHEIOIZE ML
ESR) EOWMRTAIRENE (LR
. PRIASGTFA] - EFGEILIAEBIIDBO0G SIS
© E1ARRATIEIAKISE «  fKEyERE ERAIWESEZ RIS T HARPR, Foeme
AEEMTIONTAR  TARDERERRS, B wamses PIRRELALS
iz, EEAERE  EEREATARE L oy rmmemncar) - E10 (RERRERTABENR)
ST - E1OARSEIEBIERAZS SRISHER IR VA RS2 BRI
I 2005-20105F I 20204 I 2023 I
20015 I 2014-2018% l 2021-20224 I 2025-20265F
E10A (EAARBIESFSING) SE - REUOENTHESSE - E10AKAPD-IAT SRS
A TEBR RIS, FIFLammaary BESFESMTRTRR, #  BIEeRERSRE D
E10ABXSRIMRINEPESHISK e MERARER PR
|/ \/I:I

Tkt

EEAMRENAESERAT USRS KIBRARENIRRECERIIREREEIV T — NAEERESER. 2E0E. T
AR T AT EEEE. SHHNMNERSERSHNTRMRE, UTrREAARRIRRS TR RIS
RS, FH—SRRSPD-1REISTIRE, [EESCOEMTRAIGRITIENERE; EHAv-FERRSCTRIBIRRAR,
PRERIERRRYF, IEEHEE b/ aflIRARIAR,; SERAEIRFRSEY "S0RIEEE" FRIENIGR, NKEATESTRIAZIED
IRAREARE R, EBIGARIEERRIEH NEAS; THIEar 22URRRI R AR HET Y, RS iECEmERIFNZ2!
A, KRIEEERAR. REFFERFUEENS, ARIEEMMRE BRI RZIRRR a7 R2EE .

ESUmSHMTE. (AT ERRARIREAFTRTY
RREERARR, BHEERIMEFIOR, i
EHERTEEFISL,

Sl 2001 SRR ARSI R IR S A R R R E
A, ERTERA, RET T RFERATA
. TZHRRIGRELELR.

EE AR E SRS TR E et I ERIERFZE, EEOERERARETTE, ESRSHRE.
FHIETEFFRIE A PD- 1477 S R oM LR ER R RIS, SRS IESAY, SIFIEFTRR
HEfEH T ARG FRAAER. Bl TEEass,
U ESEUMEAR. IR A SR R [niiga| EESIHRATIE. Pl EAREHRUFRSIE
i WU, AT B RS S S AR S A A CrllN | St RIRIIE. BB R
fflm Wy FEGE R
. RERES

EEEYMLERSERGT O M0, FEEHEEREMRNNNESRANAERS. RRAR. THEERZAYITA, I

REUFTEARBIGARNMEFIFWLREREEL, SRS EXRRIRARRT AT ISR,
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m BEFTFiEExEIl: X185 Doublle Bioproduct

" BRSTE

KNS REREIRSE, SUEEEARTEEREIEFSARATE, Bh, ERERSETERATRGEHAE
BT RESEF LTI, TSR, MERNRIERSHAIINGE, R R R atEsmis
RPN BRI ARSI N oo

/7
% BE - THERSHRFENIERARTRER, B RTm
EEHERTE, EREARESIRTEET. BT MR TZMAS,
NEFESHAERAT R R SEFEREROZIE, b, AFI%ES
TIERTNKAES AR RERNEE B AR SRS~
B, JCAR-NKEHIAT Pt R R AEF= iR,
REMEEEATES
EREMAEIARTS, BENK, DC-CIK, CAR-NK, yOTE&SREmsim
BIZHRSRENETHRR, ERMIEHIE. MIRHIRCNASIGNEEN, 7
TRt RS ELRE AT HRIBSHRORASTE,
RAEF FERFEHLTTE
- &SR T TR TN RTIEYIR RS, £EERBORERFARA
MR G, SRR, Bk, Bk, BaNEFTE, B
n EREE BRIFHSEMERIS—,

BEEMLERSERIT M0, BRAERST. BRaTISERSSATREE, BELMMIE. siFIlE. HEM
. BHSLAVEN BB SRR, ARSIRLTREHA I HENHAIGRMER, FBEREGREST RSERBESRE
SRR RAOIRRE FEE T,

RS

NV

Ve

REIRSIENETERBERE, B AECHES B REARIRZR RE)ESIEEFIESE. BRI
EyuBEnMEENFIEREET S FHIEAMERISTT B, BTIRENEK TR B R R RS
FR=mmE. BEANRIPRERSE EFER BB AR AT RE10H [BiaEma =M. DBO06ZE AR
SIVRE 10AS TRl L SAREEE [ HAIIG AR O TN THIRARATR,; FT280E 5 5 AR B RS HARR A SLOMER TR IR
R, HIEEFREBSPD-1M TGRS, PRBAIABF B 78RR E S RE 101 IR, BF20265F A\ I HilmARIT5E
R ERRISUBRERTEEA A Y- T RS IEFEFFRE 1 HRIGPREASY, RIS FRERIZIRERL, H—PRRARE
5/ F5RE 10BIEFEHER b/ HBIRARFTA. CAR-NKE F—H{HRIATT =R R, IEE R ST mh S,

B: AEEMALRERE (593)

e PR TR ke | o | wmekiER | imeeuss | iseRE | bR
BEAT

E10A EAANRIIERHS IR bE v

E10A2 E10A+PDI L

E10B BAA TR EIREE TR B B

AT

E10H NKEBIZESTR BRI

E101 FLRIESR DRUEERES

BERS

DB006 B2 v e BB ST
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m BEFTiEEXEN: BE%Y Innostellar Biotherapeutic

. RENE

BA{S4E4 (Innostellar Biotherapeutics) FRIZF2020%E, B—REERRERATF AWML
% Sl IEIRAR AT, ATREMIF B8R, ENEERFECMPIRERIE ~Ei,
Imogitella]i‘ BEE200L S SZMEERT S, E5em30iREFRMIT, KITEEHKERICapStellar™
Biotherapeutics g4y  AAVERERIIFES, SEAGHBKTHERIPSCERERE, NEERIBERIEN42RITLA
TR, mOEBARERERIGRERREE BT AAER, BAOTEERGTNELRK
WREENMEHIRE, EaarEtiEs.

. RERE
LX1015SREIIEE
BHGMPEIIZ «  LX101 NEARSED «  LX1025SRKIIHARES, kg
EHb200LFERTT « LX102 IHARSED + LX1073% FDA ODD
2020 2022 2024 2026
([ ] ® ([ J ( ([ ] ® ([ ]
B F EEIGT 2021 . I x101f1Lx1023k 2023 . Lx1023%FDA NEAIND 2025 . x102 MEREE36RAL,
NMPA IND#bit HRIABL 4006
LX103%% FDA ODD «  LX1113% FDA IND $it{%,
NMPA IND ERigrh
_ LX1043% FDA ODD
u fibithfs

BEEYEHRERE—RERRINEMERRRIERGTEENEY, SHRESSEESELNSRBNERCESRTR.
L= ERLX 101 B SR RPES 558 AR S MM RSB AI AR R, [ETEHEHNDARRIR,; LX10289IIEAE =36 R, %!
NBLI4005IFrE M BEMFRIAX SRS (nAMD) BE, RKIBIHEUREIE, HEIPIRR-PCMESIRE—100%52 T4k
iy, RERMHEENTSSKETYN., 2888 CapStelarRSEHES. BRECMCESTIRRALAES, B8X
EESIEEREEFRIES, $ETEREFICHKBICEMERLEIFTE.

— RPN R & T ERRSchIARR R EIATT IEFRHE BELIFAAVRE RIBEFRATES
BB A B 20 RERFHIGRREEIS, LX101 255k I HAIGEEREA ST FHEE {&iECapStellar™ES, LAl
ELARE NS MERFTERE NDAHEE; LX102 IHAESE365 HENFERIPSCEEERE, B
ERT, £560%PEIRRHE fuls, HRINELI40000, IHASD RIBN R EREREFI42IA, HH
IiEFRRISRISHRITN, RER METRE—100%BFHH7EiEsS, FIRFEHAGUSRIERIE, e
ENEREaAT gt BREHEEBRESESTs BEEME IS SRR AR

BEHESERHERENGR EfFfFECMC R LIS R B RRIMEEREWGED
EERESEEN (IRD. XLRS) CEMHEK293=[RRfES. T EHF CapStellar™ E& R Rlizh
5i2 (nAMD, DME) H&IR MiESZ200L S EFTS, CMCHE), BEE&ERES
s, UERFIEESEEH, # SERl30MER200L FEEE = R RAT, ANFIC/BICE DR E=qR, BS
MRERHSREFERE, R AAVF=RT]SEI2-8°CHEE, SR Dry AMD, DMEZXK:ERIfE,
EHEATFEANIGFRSELINME BIER S HER AR L AL IR PSRRI RS

. AFES
BIEEMRSENNEEFNELHEREERRRALTNARES, DURMEFARESTRKO, SEARESN. ERE
BEATTRMIEEIATTm, HENCIETIASIIGREEN, FBEI S IRREE R KIRaTIRE.
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m BEFTiEEXE: BE%Y Innostellar Biotherapeutic

n mRERe AAVARTRITIRUBIE: $SINARGTRE, BESERITSNERETR
e TRRAAVET, IRFAESHERSFERTEN, HREEH i ERRRE,
BB E T TR IRR SRS 1 ERSHS BT R EAFEBAER, R 55ENERREN.
TEMFRZATG CapStellar™,
EHEEEIRT, AR

ESRASRIET L BERTHERTENR KRBT, R
BTEONRRRIE, ERIKFRERRRR, RIS IR

m{¢&%ﬁ}§§ygﬁiﬁﬁiﬁﬁéb, o 2/' SSHIESIR, RRERATEAR, MUTdsxtet.
FEEERA. MUEAEFENRENE

BIBARIIGARS LR, B EHETRISIERE: EZ3/a). IFARKSEATRRSRERIER
TR SAAAVEERIER— AL : y BIEIHAR, RIESHEESREHAE, FHRIBRELXE, 2
ESEFER, ArmAREBARE : FHRARREER.

IRBREE R 13,
EARHAIRIETISS 4 TERTHAETE: HRES TNREFHTENTSME, aare. =

o’ o, EMERIRERSRREER, FRRREREIERAIARTRT, B0

RIREMHERIRT3E, KIREETT BRI HE TS,
m ELHRE

BEEMEETESEEHEMHEIRENS EEL, SEMNERLIRIGRECRIRZNRTREED, LN IREGSREIRR
e, ENEEEZItTIRREINERT RIS, BT EHEIRAERERT RATHEE,

BEHHERRES MM SIRFEES
LX101 2 E R ENTh RPE6SREE X% +  LX1022 BRiEAnAMDIGFR# ERRINERATIRERY, B
EMRERE 7= A RIS RE | HBIRAREA TR BrS2BkRIr, WEAEE36RFL, IHRINELI4000]; IIHAIEAR
ERIAFIRIEZY), [EHEHNDARIR ALBRE—SLI100% B FHFETHN~R, BERERERER
BHSEE, LX1035t X XS R fEE: . BERFUEK, LX1028] LB 2~8°ChRAE S HEtETF SIEH,
ROERITHREENE, EHEEME; HRTENERT ZaiEERERnER, ATAEMREGAsE
LX1074+XFAIPL1 B E S 2SBS0 SYIRaA, BERTHRRIRYE, BEENE ZRBERHEA
MIEEFARITHREERENA « LXAIMERSHERRERIL, ERGHIRERBERKIMIERHE

BIINDZEEFDARL, 1EEaNIRRIRIE

E: BAEEMIGRRI RESMEZRE

P A B 1B RIfE 177 32T IND IGERIEA | MGERNER | UGFRIIEA | ErbGERiS
B RIR TS
LX101 RPE65 ﬁég;ﬁsm?%@iﬁ
Lx103 RS1 XEHHRIREE 5
LX107 AlPL1 MRS
LX104 EVNGN ﬁfs%%gfg;ﬁ PoC
HRREER
LX102 VEGF il e P kR
LX111 VEGF AR AR (n0o
LX112 RAR TR R
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m BHEJTEBRXEI: E544 Lingyi Biotech

" 2FNE

. REEMNSIT20215, REERNRBRFHAE T —AIEERAAVERSTHIEFEIe—, RE

@. ?N T Eﬂé BEEEERBEFTRNRERRERK. AEEEICREATEVHEABEERIARSE. Al+LY-

Capsid™fEIEHIAFE S SLY-Delivery™ F—RIBEFS, FEMBSRIEZIRIT. IRRBIEGIE.
CMCHASImARIEHAI— AL EILRED.

il

~ =
0]

m RREHE

« LY-MOO1 I B EaNITHZR * LY-MOO1ERIGFRIHEEEN

" RIS LY-MOO1I5i B #ZEINDERS LY-M003)LE I TEhHIKBFDAIGK
. EFLY-MOO1ZEHEME e LY- GISEEES R . iq:é_[ JLENTE R1=F mR

. GUEQIIEPre-ACREA " AR TR —
2021 2023 2025
—@-—@O-—O—-—0—-—0-— 0 — O — 0 — O — O — O — O — O —

2022 2024 2026

« 1,500 /5 KP2i & SEi == + LY-MOO13KBHhZEINDIF AT HEEED « LY-MOO13Ei I EAIGER
« LY-MOOTHENIGFRBICMCTT A VIEBIEER + LY-MOOSHENERIGARTTE
« TR EPre- A+ * LY-MOO1)LEIT/RE), 5RGFDA - LY-NOOTHERHITHS, &4
PR A H9ODDRPRDDZHEIAE ?%éirﬁwgﬁﬁggﬁgg
« LY-MO03%:FDARJODDRPRDDE

INIE, BEITHR

« LY-NOO1/Z5ICMC

m fTdbithfss

EEENREENRERSHE T —IRERAAVERGTHeFE R 2 —, FEREFFEXAEH S ERIREIEXARER
%ﬂ%ﬁ %Eﬁg&g#%aﬁ)\llﬁﬁﬂ,ﬁﬁﬁﬁ, FHIEEEAAV2.0RAT A, FEERBEENIGREMAR, NSRRI
FIERIERTS A A RES].

SHERIGFRELSR

LY-MOO145t3d T B A5t
%5, CIRPEINDIFTHIHEN
ER TR, LY-M003%t3d
BU/REME, IRFDARCEE T
RIOMBIGR, FHIRNMPA /1155

CREATE™ZRZ A IRIERIE:E
EMTAREBTERRIE;

Al+LY-Capsid™#2 F+4H 2 5 4
fEsBEAES; LY-Delivery™it
—SHEESSRY. BEE

IRITE R IR R
R, N FEEMBEIRIE
YITEk. BN, SERIF.
CMCHF & B GMP A=y %51k,
KRR, OB EE15-305

IBARFR], RIEZISGTE FRERRRRRIEEE. 2R, SEsiA Sl
WABRIERCEF A2 A15 1. LEZ20R
= AFER

EEEYLL LERESMNE" Jufte, REHREERATFRNSERBERE, BURBERLA. BESENSHIRREL,
FhRERE. BRABRELREFHNERREST M, BOTHASKERESTITIAIGSERL.

kiR AREH, DRI
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m HEJTERXEI: E54Y Lingyi Biotech

B BAS5ES

REEYMES T AAVERGTIRSMN. BEESTRERE, BUBSRAERE. SESERTT. FEBERATIRRE
WFEHREIT—MURARR, SHHRIERMNRLIRT. EEIERIRARITA.

[1]

CREATE™EISaERIA RS

REREESHSAGIAITER

FiX; SHFLY-M003FEFIE

RIEEIEATP7BEX

Al+LY-Capsid™& gbFES

SFEARRITSLERE, 26
Ak MR R SR

m EXHRE

2]

El

4]
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