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Abstract: Gene therapy refers to the treatment of diseases by modifying or manipulating the expression of genes, or
altering the biological characteristics of living cells. Gene therapy has become a new important research direction in
the field of biomedicine and biopharmaceutical. This review summarizes the policy planning and research progress
in the field of gene therapy worldwide in 2022. It shows that the breakthrough of drug delivery system and gene

editing technology accelerates the development of gene therapy, and the application of gene therapy is more and
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more extensive. The indications have been extended from genetic diseases to cancer and cardiovascular disease and

other conditions. The number of approved products is increasing, and the industrialization of gene therapy is

accelerating. The development trend of gene therapy is also prospected in this review.
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IRV A P E KR, FEENRITAE A
PIEe 25 1) B ZH AU, RO EIREZ AN E R/
X A s RN AG JR I EE . 2022 4F, SRR FERIGIT
BEAT T 27 AR By . 3% [ BOOL I e R A AT 5 T
%II/5 (The Advanced Research Projects Agency for Health,
ARPA-H) K SRR i 245 M) R RV 7 304 B ) 1
. RN, FEENGITE R E (E XA
ARHMEDFGE TR 1) E A RER N2 AT
BATLAS B R ) b, 56 [ A ) o) 245 1) 3 1) L A
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PRIT VRS AR R AE G SR B FeA, Se [ SZ A
fift 7 5t (National Institutes of Health, NIH) ¥ 37 #7 5%
D95 255 RIVE 7 I RS0 45 o S 1 B I id o S “ e
REE A THRI” SCRERREAR R DDA T A 7T . Bk i iE
i “HFRAEZLRI” (Framework Programme, FP).“ g
FERK B 1% 7 (EU4Health Programme 2021-2027) &

“EUET 259t ” (Innovative Medicines Initiative, IMI)
GRIASCFR RN T . R AR YT AA)
Hrin s A T s th B R 2B R R T
FIWF R ST A . BRI A AT €2021—2025 4F
] S AR PR e 5 < AR B Bl AR ) 4255 ) (Nation
Biotechnology Development Strategy (2021-2025)) tf,
&t 0] 3k DRl g M R (R PV A EAT DL e e B 200
PATRRLE LR . BORFEEEILA, (R
BERERNVRYT SE IR T S T RS N N A

2 ERFEATHMAER

2022 4F kR VA T LE A [\ 3 B E B R KR
BT RERNREHARMIERGIT . SiibiEZ RS
T RS B R . 4% 2023 £ 1 A, ClinicalTrials.
gov B FEW SR 1T 656 T IE A5 3E 47 B 2 58 Bl i 2 [
HIT MRS (B D). AEREAH 12 307 ER
b BT (3R 1) MG AR RES A SRAL ™ it (138 MATE E
KE, BERVGT EEANRY . . REEAHE R
90 S AU P B AR T TR U B
2.1 AREHEMIEERGIT A #H R
2.1 AR EARHE SRR T i A R

IR R, AL AR O 4 3K
Femn BT, BLAE 2012 AERRPN 2 E B R (European
Medicines Agency, EMA) fitifE 11 A 3 K7 15 259
Glybera, PLRF A7 4L PEN A BUE 7= A R (MLD)
FLRYT 25 Libmeldy 5 HARG IS i 1 78
TR (ALD) [T 24 Skysona #1175 Fr ik L- &
FETR 2 8 (AADC) fik = iE & [R197 1 254 Upstaza.
Horpr, AT == UniQure 2 w8 & B FH 116097 2K
i 55 A Ha B Bk = 5 79 Glybera 5 € [E Bluebird Bio
2 1) Skysona 35 BT B 1) R T 2 J i
) 5 R 55 IR AR H Rk P T 3%, {H Skysona - 2022
9 H 3453 & i 24 5 B R (Food and Drug
Administration, FDA) i tbiE7E 32 B #87 b v, b,
2022 4% 7 H 3k EMA fitifE F T i) Upstaza & &5 N H
B N K R RT v, 2972 Il AAV2 #ifk
T4 ) R T PN I R = 1) 22 BRI R (K] DDC.
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R o LR BARE
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FEEUTE A PEA
EREAR
Zolgensma  ¥ii-l:Novartis HHEE NS 20194EFDA AAV NG9
Zynteglo  2&[EBluebird Bio AEBO/BOE A BUBH I 20194FEMA. i £ LS
M 20224FFDA
Libmeldy %[ Orchard FYPEMEUE AR 20204FEMA 97 2 ik
Skysona 22 [ Bluebird Bio FUARGPE R EIR A 20214FEMA W75 15 Bk
HRAR (2B,
20224FFDA
Upstaza £ EPTC Therapeutics FIERL-EIEMR R 20224FFDA AAV2 A P (K
Hik ZE
Roctavian  Z[FBioMarin Pharmaceutical [fil & JiA 20224EFEMA. FDA AAV5 N
EtranaDez  ##KF|IFCSL Behring LA %B 20224EFDA AAV5 A4 P9 (K
Adstiladrin  %fj #.Ferring Pharmaceuticals  Ji/htiE 20224FDA s 7 N

VE: CFDA, JREZE MM EBEHAE, FDA, EEEMAMEEEHEE, EMA, N4 HEHR

B St JHL At 3 A P AT 1 B DRLT R A AN T R
3% [E i ZE M 3K % Chan I8 27 Be 558 AL A )
FPIRE AAV ZA5 55 0 i O G A (HexA) 7
Tt AN (] 3. s (%) 5 R 48 B PN VR SR 36 0 2 2 44 A
HexA [k = 5] {21112 - 5% 50 B (Tay-Sachs disease)
LR, peThekss 7wk M. 2022 4, L

WBREZREMELGR AR (RESFR) AT
REHTRT R R IMAE T 4 (GA- 1) i) VGM-
RO2b FGTT #1290 42 B4 I 5 (nGD) ) VGN-RO8b
P 53R L [E FDA #2715 W) LRHZ 9 W E (rare
pediatric disease designation, RPDD), 4 VGM-R02b
EEREANHT GA- T ZEREEIT =i .
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2.1.2 ISR AR R R VE T I A R

FE MLV AL TR A, 43k E RN TT 24590
3% [H Bluebird Bio 2w JT &[] Zynteglo, 1%%4T 2019
IR EMA #itdE B, B TR 9T B oM b i 3R M
2022 4F 8 H, RSB WA . RIT LA
I I BE [RTT VA AE 2022 SE A S 2L, WK
Ak L. 8 B, 3% BioMarin Pharmaceutical
o E TR R RE TT 254 Roctavian 38 EMA f 251
FLAE E 1T, B ERE ANER T A A FR SR T i
11 H, &EREA-i s B BT ™ w315 3%
FDA #t# 17, 724 UniQure A &) / WAF]E
CSL Behring 2 & H K& #2454 EtranaDez. Roctavian
A1 EtranaDez $4JF | AAVS A4 1] 44 P 45 1) 38 15 2
fidh 5 1 [R — VIDRD IX By Bh e P R o 456 I A0 B
WHE B EEEAGREARA A (FEEHRHL ).
RPE ZRANDY )1 2 35 MEHT AE MR A TR A =K1
FERIVEIT P OISR NG IR . Hodr, ([E&EAR
FiH EWFR I BBM-H901 2 B [H 15 SR AL RE IR
(i A B B RYA YT = e BBM-HO01 [ %2 4= M Al
AR CAE— T 505 K B IE RES (investigator-
initiated clinical trial, IIT) 143 2| 564F . B, %
— IR RN, —44E5% BBM-HO01 J477 [ 85 ik
BT T IR BT AR, AR o 7 s &E
RIFIX ™, i stk — P IESE 7 BBM-HO01 %t il &
WIRIT A E . TR R RT R, Zmm E
34336 E FDA AL 24 55 4% A 7 A0 3R [ 58 24 i
B 45 J5 (National Medical Products Administration,
NMPA) RV IT 25 5 #
2.1.3  HRSALRFE RN T AT A i

EH T AR P A R B 922 S5 S R 14 B2 Pl e 24 B /)N
S, AR ISR A B R T W R — AN T
), A A OE R E 3 A A 1 AR AL S R A R
it (IRD) AR A i (2R A2 P (RP) TG Bk 2% IEE (CHM)
Leber it f%& PEAL AR 45 5% 48 (LHON). Leber 4% K 1'f 2
% (LCA) %5, 2017 4%, £ FDA #itdE 7 & MH T
T9 A% P AL DX B s ) R ERTV6 9T 25 4) Luxturna, @i
B2 1) A0 X 3 B Luxturna 36 97 B X025 A7 5 [A]
RPEG65 J87 381 IRD &3 . ExHZI&ERAE, i
B S A R A B 2 = (1) LX101 A7 ¥ AE P RH
AR FT-001 F- 2022 £ 273 53453 E NMPA
e AR R I VF AT, H FT-001 f 1l AR 3R 46 H i I8 3545
TREFDA YRR, HATEE N O el B &5 2.
12:[# GenSight Biologics 2 &) H & i) Lumevoq & —
O TIRIT B ND4 2R AR B PR 2R A 5] 2 1) LHON

IFENETT 259, HoRFH rAAV2/2 B4 R R P i ik
ND4 B[ 5 5ol 5 FERE U 45 RAURE o, BE R
Z—MWRIT I, W2 RG I ESE. H
i, 1z i EMA #2252 ETTHE, HHT Lumevoq
LRI L B A AL . AR BT A R
PR3 W) FF & 1) NRO82 tH 42 £ X 10 B iE, b A
I RTITHA, 2022 4F 1 HIE 3k T FDA (¥ 251 R
WEFCHRE VAT, 23R EE AN 3R13 FDA g K5 VF
Al AR BIE IR IT 259, FAh, &S CYP4v2 HEA
KA FEIEE AR M, 2022 2, RFLR
[’ VGR-RO1 Ak 3¢ o R BH A R A\ 1) ZVS101e
COE AR NG IR . BREAL IR A1, BRI TT
0 5 8 A G M B B AR 1 (AMD) #2441 BT I,
B 5L AR R A\ (B2l A F] ) 1
KH631 56 J5 3K 153 36 Il PR VF 7T H 1776 97 W 1
AMD (wet-AMD),
2.1.4  FRENLA R Guist & 5L R VG T I R e
TEMZ A RGP m S,  H AT 3 Z XS
PEWLZE 48 (SMA). 34T PR IE R VE = A R
(DMD). [ I (Pompe disease). 7 B L& FEA
K (LGMD) % HEAT HE FVR 7 7= I K. 2019 48,
5 E 5 —EE R IT 29%) Zolgensma b 1T, H TR
J7 2 % LA A B SMNT 07 5848 S 30 E Ba L
FEqE )L BB, 20224 1 A, %7 E T E R
KA I B R VPRl 5 4 H, © B3 IE R iK% .
2022 4 6 F, FRE AN XTI B R B
TBIT T IR NMPA ftHESE NIRIR, Bt 5%
VR R A R 3 20K 1 EXG001-307. 164k,
A BR B 2456 BR 2 W] 5 358 1B 5 % i 28 M 3L oK
Chan [& % Bt IE-&1F K H T16 97 8 88 1 WLZE 46 (1)
BV AR AAV JERY T scAAV9-SMN 1p-co-hSMNT,
£ 2022 4 3% [E B R 5 40 1697 % 2% (ASGCT) Lo
A M EN Y SR T BoR, 5 EAAR R R Tk
FHEE, 1207 b R I SR A 1) 22 A A Rtk . 2023
1A, Juilg R 25 R A 7 2N SE E BT %
JNSZK 5 Chan & % B SRAS 9T 15 B A BB KL
BEATPE B R LS 72 A R AR A Bk i N A
18 JT #%), 3% [F Sarepta Therapeutics 2y &) / i 1=
Roche 2 ) JF & 1) 2 K197 % SRP-9001 b 17 H1iF &
3k #3 FDA i 5 & V7 %% #%, SRP-9001 L AAVrth74 Ky
BARR G SIS 7R A R H2 H (micro-dystrophin) )%
DRl 12 B L R 4B B IR BIVE T R . kah, 36
Solid Biosciences A &) #F & [f] LA AAVO N ERAK K]
SGT-001 H g th1E#E47 1T DMD g 1 / 11 1 IR
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WA P2 DU 4 B LAY g DL (IOPD) A i 2 g
D95 (LOPD), H i [El Br - 3= E 4 Xt LOPD 47 %
RIYEIT 7= s BIG R JF K, Wi H 4% Astellas Pharma 2y
] [¥] AT845 H1H + Roche 2 7] ] SPK-3006 ; 1k 5t
ISR R A R AR WIFE T B EEA AAV
HBKE G YT TOPD IR RBIE 7T, AHZG ™ i GC301
CLE R E B R H A 2
2.1.5 LI HEEPNRIT B R R

I M AR R DR VAR T I T AR B AR
OTOF JE R AL & 5| # it AL 1 B 22 1 — KR, H
T OTOF B: K i K I 517> AAV #k84m,  BAtk
T R B RTT 5 2 R F WL AAV Bk g . &
WHZ g, 2022 4F, FE[E Akouos 2 A (#%3E [E AL
Sk 28 FYSC Y ) A Decibel Therapeutics 2 &) 43 5l &
{1 3L R 7 % AK-OTOF #1 DB-OTO 4t 5 3 FDA #t
HEHE IR, ¥ Sensorion /A ] OTOF-GT 13k
37 FDA UL HEAINE . 2022 4 11 H, Lifgf
WA IR A 7 55 5 E IR B SR =
B A 3 B A AN TR TT B2 IR R TV I R
WA, HIF R BIFEE N7 RRG-003 tH R AAV XL
B RE R T INA, KEEGE OTOF R
H& LW s AE 5 Thas, Haro s s
B,
2.1.6  HoAt I L R IG T 0 R 3

BB AR PR A, T8 Ak Pk 5 R e
BN, FERRYT B WEREAE . A% Y By HAthE DLy
SR AL M T R T I A B, B 15 3
MR WIERERE, 2BRE NIRRT
J7 = s AR TR AR T R . 2003 4F, FRIE 2
JEHEHE T A AR T P AN P53
BRI BRI (S XA ), %25 HIRYIT 3% F o A
R AF RA TR, FT 1697 k2R IR 40 fu s o
IR T 20 45, 55— 3K H T iE M 2 RGIT 49
Adstiladrin (% Zh3k FDA itk i, H ¥+ Ferring
Pharmaceuticals 2 7 JF & F T¥097 B e, 18 i #
FHAS 8 52 1 04 B s 28 20K 4 A T4 3R a-2b [ 2%
DAL 326 2% 2 JB% JO 30 s AL A& B v g 0 R . S 4, 6
NIH SEHUA I — 50 T 3 AR RS 7R, FIH AAVS
Bk IR) HIV BRYe3 0k N % R0k HIV-1 T iz Rt
& VRCOT7 [ EEDR,  mIAEAA A R At 7= A2 B A4
TEPERME LA SR )z AR, R R
22 4 RN 32 1 . TR SOK 2 22 B R 7T N

GURI,  FERRTA /N RS AR, e e 28 ol i
SN [ cfos FE IR S 35 Fl KCNAT 893 1B 18
FENHE Gk AN, WA AR B BRI i
MISET I, FESHRITEUIN, BN AT R 5 40
1TH, IXFE AR I B KR T RGN H A& R
GEIRR BB T B AT iR B BRI ok e
I AS) 388 ok 326 126 A V7 25k DRI St B2 T I Jo 4 i A= TL-2,
G0 I Treg A% e, #EG40 PR (TBI).
H X (stroke) FT 2 R HEREALE (MS) /N BB AL ] 45
MEE A2 JE
22 ETERARERANEERTHAHE

T T R G 4R B R 1 5 R YR 97 T S BT A S
RS AE, WA EE g Tk, B gmiE 4
AR FFALHG ZFN £ A  TALEN R [z CRISPR H R,
FLrpr CRISPR $3R H 2012 K BI LK, DL a7 5
A RORHE K EEAER, PRIEHED) |5 R TR K
f. #% 2023 £ 1 H, ClinicalTrials.gov £ 2 i
& 120 TiOE AT 8 2 58 B CRISPR 26 [K] 4 45 97
AR (£ 2), HETERA L5, Wit
2023 4E 430 K B K CRISPR 2 [ 4 #9A 97 7 i I
Mo MERIIERE, HERgiESTEH R EEH T8
FEVESBIR IR YT, MBS A o5 22 4 11 d N AR T I B
R, o
2.2.1 BB B DR G R T A A At e

CRISPR & [K 9 57 1500, 45 A4 P FH A4 470 2k R G
BT, AR B I e IR ) O EAS 2 IR
IR ECR . oA, AA 2B DR 2 4 7 ok 20 K N
Mk Ak 7§y, it CRISPR Therapeutics 2 ] 13
Vertex Pharmaceuticals 24 7 LB A 7] FDA $238 5 4
CRISPR & [A %% %5 J7 7% exagagglogene autotemcel
(exa-cel, CTX001) {) _FTiT B3, BLHTIZ™ 56T P
JIYAR ST M5 (SCD) Ay M A Bt g £ 1M
(TDT) [HIlfs ARA 5T HUAS SR AR R, F I Science
& 2020 A RBHE R BEXTZIE N, RE
MRS EEG R, 202248 A, FilHEAEY
BHCA A E (FRRAEY) ) A KA H] CRISPR
PR G4 BCLIIA 21 2R 57 39 5 1900 v Rk
BRI, [l a0 B ARS8 A R T
BO/BO 2 B f Hh rh g 3% MyER, HoAp 2 B )LEEH
O AR T2 I AR Kk 2 4F 5 JEF Uk, FOAY
FF R 1) 225 IR 9 5696 7 2459 BRL-101 3% NMPA it
MR T/ IR RIS, T 9 AmiEXE 3.

*J T CRISPRFJCAR-TIT VA NCAR-TAI LRI T IR IR Gi i, SLAb A ELIECAR-THH LIRS I R Hci «
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ELY| WAL 3 N IE WFR B B AL
CTX001 F#-1:CRISPR Therapeutics/3% [H Vertex i 7] B A Hu 37 1955 (SCD)/ Bk IGPR I/ FDA
Pharmaceuticals B I
0TQ923 2 [HIntellia Therapeutics/Hfi 1-Novartis SCD IGER 1/114]  FDA
EDIT-301 24 [E Editas Medicine SCD IR I/IL#  FDA
GPHI101 % [ Graphite Bio SCD IR T/ FDA
CRISPR _SCD001 & [E M K2 SCD &R 1/  FDA
BEAM-101 2 [ Beam Therapeutics SCD/BHh H g7 It &R T/1T#  FDA
BRL-101 A B HF B I IGPR T/1138  NMPA
ET-01 AR B30 Pt g 2 11 i AR T 3 NMPA
RM-001 TP Hs KA Bith B 1ML PR T NMPA
NTLA-2001 2 H Intellia Therapeutics/3% [ Regeneron T FUIR IR 2R 2 Ve R AR 1 IR T H#A FDA
Pharmaceuticals
NTLA-2002 2 [HIntellia Therapeutics AL I PR K IR T/ FDA
Verve-101 3 [ Verve Therapeutics AT SR v R ] e 1T R T 3 FDA
VCTX210 #ti+-CRISPR Therapeutics/2% [ ViaCyte 174 W PR 7 IR T 3 FDA
EBT-101 & [E Excision BioTherapeutics HIV-1 5 Bk e [fy7 | FDA
BDI11 AR S AR/ B FAARIEIZ B AR &R T/ NMPA

e NMPA, EZZMIEEEER; FDA, FEA MM EEEE.

HH T2 PR g R T VE AR 12 2 b R I AR IR T
W1, AR T AR EEAR IR S 1B AH 4k i
K. ZEI[E Editas Medicine /A & &£ T- CRISPR/Cas12a JT
& ) EDIT-301 3t i #8 7] y Bk 2 58 RS 3 X 35
PO y BRE O ERIA, SR RNEIT I E W
AT 2021 4E3R FDA fIbiE el R, 2022 4256
J5 315 FDA #2712 W) LRFZ IR A AL L 25 1A €
T PN B KAV RH A R A R A R
WA T P i rb g 23 1M IR 4 46 25 1) RM-001, 23K
LT R i PR A o

4k 2020 4F A4 A 5= D8] G 07 V5 I PR 22 508 BUAS R
)5, ZE[E Intellia Therapeutics 23 &) 45 Bk & FF K 1)
A4 P L K] 4 4B 24 ) NTLA-2001 78 T 3911 PR i 56 v
WHS R PR, s B 7R 577 NTLA-2001
AT A R PR ARG 8 A 1 e FRODR R 3R B L M AR AR A 2
RAEFZTH (ATTR-PN) &5 ATTR /K, E XIEY]
T AR P CRISPR 3 [K] 4 1) 22 4% M A1 R,
NI Science 275 2021 4F-T KRB} E KA . 2022 4F,
%A\ TF R B A — 3Kk CRISPR 4 Py 5 R 4 467 2
NTLA-2002 #.7E T JAIEPRIALS 3RS LG R, 3
71 NTLA-2002 it fik % v 77 388 4% M if 5 o 2K
(HAE) £ # Ifi 3% w1 O 8 B0 85 /K F BRI 92%.
V5K, BIFFEN SR T R P 0 () 4 P4 2k R
J7V% FIE S 2 Tills R BT Tk e . s SO
SETE AR FUE A I A B /N B P R A7) 2 AAV

i 3% ¥ CRISPR R INSEHL T 45 2 NV F9 R il
NFEE SRk, WE T B FIXRE, Z0H5E
NIFR AAV # 44/ S CRISPR J7 244t 75745 U,
2 HREEHU R CRISPR/Cas9 £, 2T
[ V5B A 5 0 OR o 4 A (HMED) 36 B B ) 5 1
KIhl18 BRI A i, WE TIRZH SN EH
MR AF B, (ERPEB AR MR 2 /N R
BEMEE KL 6 ANA Y. BB AN
AW AD AT SR N R R R DR A A ) P s
FH T 5 = B g S R AN TR AP I e Ak, 7 SRR DR 38
eI BA E RIS, HETAHS™ M Eig
kNIRRT B . 25 Verve Therapeutics /A &) JF &
() I 2 897 72 VERVE-101 7637 74 22 3R LT e A
I PRARES, TR T 28 & 1Y 5 M v P 7 1
hiE (FH), IX 2 B AR A B g 8 R I PR RS I
KT Bon, 1EdE N RK KB+, VERVE-101
RS I T AR R AL BT B R I 9 (PCSK9)
FEEE KT B35 R B 83%, % flig 2 11 E [
fiZ (LDL-C) “F¥J3b 69%",
2.2.2 RIS fE I L R gm R T V2T At

BrRast e P ok, H AR B R T VA R R
NHIV. REHAER . L s SR Asia T
Jivke PR HIV &Gy, BFFE G IEFR]FH CRISPR £
RIF K % Btk P g 8596 97 K&, 3 [H Excision
BioTherapeutics 2 &) ¥ & 144 P 2 (K 2 59712 EBT-
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101, A F|H AAV i#i% [ CRISPR-Cas9 R4t HIV
YR HIV SR A AT VIR, 18] e KPR
g A R R, HArcash [/ 1 HIEIR
WIS DLEFI R h 4 I3 K 58 WU A 7 N 53 45
AAV #4435 1% (1) CRISPR £ 45 i D M 7E /)N B A4 P9 52
DT B4 gm e, A T R R HIV
gk 3BNC117M . Filg A SR ARG RA 7 HF
KT H T 697 W R B AR S B R g A )
BDI111, n] HAE4E A Y)#E] 1 Bl 25 (HSV-1)
FERAH, T 2022 4 6 H 3K 13 FDA %2 T 190 L2554
It4bh, 5% [E Beam Therapeutics 2 & T A 1 PR AT 4L
W s HF R 2 SRS g 7 6 o Z R TT 4R
BEETE TV AERIEVRYT I, B T HETIRK B3
TR FH CRISPR 57 A S50 4 9% 20 ff Sk S B0 8 4 %
YT 41, CRISPR 2[R 9 4 T 452 52 [vi) DK 20 e i 1) 2
DRI AR S5 2 — S e T b i W AR 52 07 1), S i
Jo (V)R S 1 1 DA % v 200 6 1 ik IR R 0 ot — 20 4
RN HUE T IR A R U
23 HIMBEERAMLFHRE

[ B2 A R RIVR YT R GR EA TT 2 —, WA
HATARAL BT AT AR 118618 R G DAL 2
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