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Progress and perspective of gene therapy
SHI Tong, LI Jizong(Shanghai Center of Biomedicine Development, Shanghai 201203, China)

[Abstract] Gene therapy is generally referred as a therapeutic method through modifying or manipulating gene expression
and accordingly changing biological characteristics of living cells. With the substantial progress of vector delivery, gene editing and
other relevant technologies, gene therapy has been widely applied in the research of genetic disorder, cancer and other refractory
diseases. Gene therapy products have been approved in many countries and exhibited amazing therapeutic effectiveness. Big
pharmaceutical companies have strategically entered this field along with many innovative entrepreneurs. Gene therapy has showed

great market potential and prospect. In this review, research progresses, industrial developments, administration policies, as well as

future expectations of the gene therapy were discussed.

[Key words] gene therapy; gene editing; industrial development; administration policy

LR YT 38 18 8 i s RN 3 R G Rk A
T 0725 376 240 B 1 2 2 e Ve LR 2R YT B i —
FIRYT FBL . 1990 4, 2 EHEMEFT & T 8 i 3L 1A
TRYT I RIS, ) 300 20 i o 2 K 1 0 2 50 1) R
T ADA FEH 3 A BE RN, BRKE T K
HIRN ADA A AR, FF T AT LT et
SRR b, 1991 4%, 3R E X B AU i A B BT T
PR F 25 2 YRR IR R, JF7E 2003 4E,
I EHEE TR BT 7 6 (Gendicine, B
fh 24 A ) B g AN L DR G i I PR 30t AE TR
FEF RN, BRI YT IR ZTT T AR
FPREE, F 20 B AR AR C EIERRY X T
15t 2 PR 5 R IR YT T A S AR B BN B

[(E€TH] E#WAEYEZEARAE RS F 7%
(20DZ2292100)

[EEEAT & ¥, W, SR TR, M5 m: B RS 5
Hil, Email:shitongstella@163.com

[BEEE] BRUR, TR, AT T5 1. BHE IR 55 5 4 1,

Email: jizongli@stcsm.sh.gov.cn

R IR EOR I s 0] ARk, B 2R
G . BRI K A EOR R PR K, FEPRIRTTE 4
NS 5 3k — A i) 7l A% K 2 A A R A ) A
PAYY, [RGB 8 2 /], A S
RIPHE AR RIATE . ARSONFEIR T R AR ST
BERE . Falb e R L M R MR AR SRR R B AR Ty
T BEAT RS

1 ERERTr KERAMRER

Biti 5 AT & Im AL R Ao B MR A, B
RNV, VP 280 /2% i T st Wy ek 22, i an
AR R R R B2 A, TR B RE R R IA
NS AR o JE RIVR YT W] i 8 R S0 5
ISR ANG AR B Y. PRI AL GE
XF ML AR S AR P A 4R L, 7 —SE A
o, e IeE S5 rh A R RE A 2T
L1 B & 7 AR A AUl

FEPNAITHLTIAL S : O IE# i3 RAME AR
4 35 PRI, 3 D O R I PR VI B IX 3[R


https://doi.org/10.12206/j.issn.1006-0111.202112015
https://doi.org/10.12206/j.issn.1006-0111.202112015
mailto:shitongstella@163.com
mailto:jizongli@stcsm.sh.gov.cn

20224E7 H25H 404 a4l

Journal of Pharmaceutical Practice, Vol. 40, No. 4, July 25, 2022 297

A3 R ARAR S 1 B R T I A0 s DB AR N %
705 () 6 R 1OV g 4 T AR i R IUAE L TR 4 L
FECCHILE FRAS RUAE 45 B L 58 48 1381596 IR T
QT RE S5 11 250 35k PR A0 /g 3, il an SR it
P v R B IAURE | 352 4% 1 B AR e IR TT s %
B SE R BB I 3 R S AR TR ii e,
BN PR AZ IR T 4071677 e
12 BAKELARG T F— LB HHERR

FEPR G AR AR T A DNA H ™ A i ] XU
TS, SR 50 20D DNA 852 38 %, 1T 52 3 %t
H 3L A2 S 578 | AR A SRR H RN
S 3 AR PRI S i T L R ] ol e (] S
FEJFH” (CRISPR)", {41 CRISPR R4t H
CRISPR/Cas9, izt 5 HARTHI B AN 55T | 5 RNA
(sgRNA)¥f Cas #5 H 5| F 22 R ¥ 51 I, Cas
EHNTIHUIMIR . ZRGEERNEELHE ., mH
5y FAH A, 85 BR800 1 0, 1 FL 7 258
1t DNA XU W 24 300 16 52 38 1%, 37T e 2% 4t
FEAERN RN, — SR AT A R AR, ALHG IR
KI5 (BE) | 5654048 (PE) il Cas13!"" i AH A
FE ke, it 5 PR 4 N AR BAE S8 1) DNA XU
S8, HAE I AR L I S [ B ORI 46

CRISPR/Cas M HATAE g H AR C A2
USRI TR, 7 BRS04 Ry FH A A BR
FH R 358 A% 5 0 o 30 b | TR MR L 0 I R
. A BRI LA AR B 55
13 ABSHFHERREAREZ

P 18 ATE o0 A RSN T A (ex vivo) FI

RN EE T A (in vivo) IR, OSSR, 4
BR AR, o B SR S A G0, 7R
SRR R P i, W8 F 1) 40 P S A [l A
FARW, DARBENRIT B Fln, iAol sz 4k
T 477 % (CAR-T), 73 B 8 A 5 T 40, (K41
AB T I T [ i 8 AN, e 8 ) s 40 %
K, BENATTRCR . QPR R AR R 25 K8 1 3
MR R G T AN, X AR A0 1T 1A,
LUEENAIT I E R . RN R 2 TR R
i) DNA/mRNA §AJ7IL%

Fie FREE DR YT IR RE L % 5 DR D7 2 i R 1z
FH, WK EEPIRY P LT 328, WA 1,
131 BTk

ARG R AR 2 R G B R YT P
R, M2 H AT AT P rR S, BERG
7 B AR5 95 B AR T AR 2R A IR . i BF
FARIE W S BE . IR DG (AAV) | IRe T
DLt s (LV) 45, ARk 2 e+
ZRYEAR . BB FUARZAA . GOKRIR AR R
e R N BRI EE IR YT T R 2015 70%, HRT T
GG, BN TCRE . AL ARG PR Ak A,
MRRAE DG RE . Y25 1k, DUBRAR G 8 A A 1Y
BT AW C A 3 PRt LT, 2 ni hia e
TR AveXis 23w & TR SRV ZE 400E
1 Zolgensma( FHFIRYT 2 % LT A 861 ML ZE 46 i
) L far 2% UniQure A R H & B HTIRIFIRE M
i fif Gk = 4E 1) Glybera, LA} Spark Therapeutics 2%
A FHTIRYTY RPE6S S8 78 AH AL W [ 8 SRR Z 4 1Y

TETT IR R R SWREN I R
SERATHR R L LN R 40
1. siRNA/shRNA 1Ak el
2.ASO O EF 25
3. miRNA QNERERLE 1. CAR-T
AN 4. Rvbozvme @ =T IEME R 2. TCR-T
R 2. Wy BET ik 3. CAR-NK
A _ @ il P Y e w1
ZREATIR e ,
1. DNA SR RGN R 5T X
2. RNA 1 AR R SRR R L
HERIRTT — 4 HSVAI G AUE 2
SRR e L I R 50
1. siRNA/shRNA 1. Ykaik 245
3 miRNA 3 iﬁg%iﬁiﬁg
R . mi = R TIUR
L RPYHER 4. Rvbozvme ® Efﬁf&%ﬂ%ﬁ% . 1. AL B
YTk @ SRk 2. Ml
o i 3. HoAl 4k % PEPR
ZRATR SRR FEIN R 5
1. DNA 1. PR R AL SR 7 R
2.RNA 2. B RE RS
3. mRNA 3. BRAH DO B R 4

4. HSVijai sk A5
5. HRNTE

1 EEATHRALIRE



Al 20224E7 H25 H O H540% 4
298 Journal of Pharmaceutical Practice, Vol. 40, No. 4, July 25, 2022

Luxturna. Luxturna 10238 EHLHER E N HIER X
R
1.32 AR

WA BE (OV) J& — Mg Y s S e 77 ik, g
VR R RS A0 g A P . VR e 2 T )
R IR A0 . R AL IR G e s A 22 b
VAL g SR, AN SE ) L AR AR
B R e R L A G BE L IR BE L SR R
W Rz I B AR B A1 25 2

FIH IR BTk, EEUR R R AR A
RUREE, BB A TREN G S N FNIf R AT o Bl B A
TREFARBIAW K, 4808 5 P el 09I 9 25
H TP e S A e R K =y, T 1z bt
FFHiMRy 7. AN 5 BT (2R, H101)
S 2 BN G ) R T, T 2005 AEHEI R &
i 24 i B BRI BT, R TSR IR YT A
W . 2y R A R — AR R, R
Tl i A — PR BT 4 . 2015 4E32[E FDA
FIRK S AL e 7 T-Vee b7, HETWMAE) 12
HTE R BAREIRIT .

ORI BT IS T — s dE R, (BT AR IR
NG I8 97 55 s 40 . WL SR R G055 2 (]
PR EAE R, R BRI, 28007 LBCG Y
IR IR T
1.3.3 mRNA Zi¥)

mRNA HI{F (i RNA, i DNA #% 542 1, 78 48
Jrh R PR R LT, AR R PIRE . B
5 AR A I mRNA FEAR B A CE A, A
JREE EJF, mRNA W] LU F 3B Ba 7 4, v H
77 1] b T DA AE A X B Mo i TS PR 98 L
XTI AT T I 92 1 DA B 3 A X 5 L 1 4
SR TP, A B R g s, B
A, B s B mRNAJF LR = K E k405 £ EH
Moderna, f&[E BioNTech F17& [ CureVac 2\ Al .
SRESRAE R | e R 2 DL 2 Sl AR A
Jay THHRLAOAE 2484k . FRIE] mRNA J75 DR,
(AR 2 SR, T B I E Y L TN
AR RYINGAG AR LS b g s s A ) o — i3k
71T mRNA Ik A H AR A

FI HiT, mRNA J7 3% {04 Moderna., # i 25 23
R A BT mRNA B2 LT, HAd R M
PETE | IR RE i LSO T 2w AE b A

mRNA J7P L PLRAE TR 5 T &
B, fH mRNA HAAFE | TEALEUN T Bk B fife S il
R JEHOE mRNA ZEAR A 5 1) i 3%, 2 H i

mRNA J7 7 FEHE T 2 —, ekl s %
AN mRNA 239D AR ST IEZ —. R
BlER A E] mRNA #fAB5E T, O P& B
B AGIKEURL(LNP) | BHEFIRIAE &4 (LP) .
BRI G (LPR) . FHES FAUKFL(CNE) S 7E N
HIZ AR, HESH mRNA Jrig P & .

2 EERT AR

AR, Bl BEPRIVR YT HR PR & i, X AR
Rk A T A ), U 2020 AF R4S
DUIR AR 2725 () DR G R AR (e, SRR YT BOR
S ZFETA TSR PR AL TR IR Y B . Bl
PR b O A7 30 R0 RAYT = A LT (3R D),

I E BRI 0k H A 2 8 T AE hiiE 25 Y
RAH IR, i A O3 R IR AR
PR, MR SR, H H ATt A XS [ R IR Y 22
P BRYATY P S atE A G RBFFE B BE, IFA 5 3kt
T, AR TR E RS R KE

T A RN S DRV 1 Sk A s 2 45,
S SRR RGO, 2019 4E 6 A, FilETiRE
FAR Ze 0t 2 1E 2 A T sk VA A =l B 3T
2021 4 10 A T A sk 740 i AL R =k el . H
AT X EL A 80 Z2 S 4 Afd A1 3 PRI AH S LS A B, HE
AR AR GE . B AL AL A L I PR N A
ZANGIH, BTN T YRR R I BIE B
FPEEEARIE (3 2) . B 2020 4E 9 A, sKIT4 e
M FE A 15 TZ0 i 2 1 AR A PRI, o 4 R
FRALHC (46 T0) BT 1/3, 2021 4 b ifg 2 B4R
I EIERY P CAR-T IGI7 259 70 AR AL F 1l
VA LR A A R 3 PR AR ) 403k 2

3 ERBTHEBRERERIBR

FLIE 1976 4, #i40 DNA iR #EA: 2 )5,
E R AR EL DNA B NERS LG T (E
41 DNA 7 F 3502 N ), ORI BN ae s
FEH TR RS BB, PR T A AR SL 5k
o 1985 4F, 3% [ [ 37 P AR B A i (N6
20 L DAY SR S R N ), W T T
Jr SEPNAYT IR PRIFIE I SEAR SR, Sk (R YA Y7 40
B DNRGEM ., 1997 4, 2 EIE R0 NG
I AN B 24 A BRI RLR R N, LA FDA B R &
A, F R T IR B A N 2 Zs 51 241
G545 AU A R L

M 1993 A5, 3R E B FE VR YT A N A
HNRRIE YT B RIIR YT IR R s 2 i ) 2 AR, &



pn il 20224F 7 H25 H O 404 4l

Journal of Pharmaceutical Practice, Vol. 40, No. 4, July 25, 2022 299
R1 2K EHHERETHY
2% TG A L VAT P37 [ (ERAL A ] )
Vitravene Vitravene ® HIV FHE S E B E 4R (CMV) LR ZE[E (19984F)
RR 3 (19994F)
AN A T KSR AR 0 s o E (20034F)
Macugen Eyetech & Pfizer Az M4 PEAF IR AH G HEBEBEAR 1 [ (20044F)
Rigvir Latima o 2 PLLAET (20044F)
B B =AY B [ (20054F)
Rexin-G Epeius LR FEHEE=(20074F)
Neovasculgen Human Stem Cells  J& 311 B Ik, 4045 528 A (Al i P W (20114F)
Institute 522 (20134F)
Glybera UniQure FIGIENR B DR W = i R (20124F )
Defitelio Jazz Pharma HFSEBHZELE AT, / 0 K PR SE PP P B 1 ot 20 RS A B it o R et %EEZOB%;
[ (20164F
Kynamro Tonis Pharma & Kastle 4l BiAYT 4lA T F0% 1 e I [ et 1 i FEE(20134F)
Imlygic Amgen BAER FE[H (20154F)
KR (20154F)
Exondys 51 Sarepta Terapeutics  #1 FRJUE T2 KAE(DMD) FEH (20164F)
Spinraza Biogen HREMENLZESAE (SMA) EH(20164F)
= (20194F)
Strimvelis GSK JERH IO At L RE R 75 S BE B (ADA-SCID) RiCHA (20164F)
Zalmoxis MolMed BRI VRCTRE v AU P 2 AH A3 I T 20 B RS AR RRHH (20164F)
Kymriah Novartis BUPR B 40 290K B 20 P IS (ALL) A& & sfivatEvRiE vk B 40 FEE(20174F)
#KELR (DLBCL)
Yescarta Kite Pharma 2R EMEATER B 41 AR LR EH(20174)
Invossa-K TissueGene SRR R T R = (20174F)
Onpattro Alnylam Pharma & B HURIRR B ATEMFEEN: WATTP)S IR Z KM AR SRS EE(20184F)
Sanofi
Tegsedi Tonis Pharma hATTP hATTP [HZfY 2 & M2 N B = (20184F)
WRH (20184F)
Givlaari Alnylam Pharma 2 PEFFIMCE SE[E (20194F)
Luxturna Spark Therapeutics X AE{V K RPE6S 5 AL 185 AL A 1 18 R i A MERL I IS T2 A8 | FE(20194F)
Zolgensma AveXis & Novartis  SMA FEH (20194F)
Zynteglo Bluebird 2 BO/BOJEE K 2y 1 (M - b P X 1L (TDT) KRB (20194F)
Vyondys53 Sarepta Therapeutics  HULZE4 I HE K Sh i F-53 539 D) 548 1 DMD EE(20194F)
Waylivra Tonis Pharmaceuticals’\ ZZI%MEFLEERORL MAELR G-AF (FCS ) AR (B EH 5 IR 2 A4 Bhy 7 i R (20194F)
] B 2\ W) Akeea
Therapeutics
Collategene AnGes FERE T kL H A (20194F)
Tecartus Kite Pharma 52 Kk R AMER B A I 8 (MCL) SE[E (20204F )
Libmeldy Orchard Therapeutics S+ JePEk S TR A R WK (202045 )
Leqvio Novartis N A o L e IR (2% 5 SRR PE RN e ) sl TR & TR L i S FREH (20204F)
Oxlumo Alnylam TR v B R PR 16 R HE (20204F)
Viltepso HASH 2ikxlsstt DMDEER &A= 5350 i FBRIER I K 5878 1 L G LS 7= A RUAE [ (20204%)
(Nippon Shinyaku) F72%
AINS Pharma
259k R 5 B HETR T KB MU 8 R o E (20214F)
Skysona Bluebird bio S B R S SRS R RRER (20214F)
Breyanzi BMS 58 R BER KB e FE(20214F)
Abecma BMS/Bluebird &R sMEATEZ KAk EHTE X (20214F)
itk W E Zid Z sl RGMEIAYT R BN BB 15 Bl A PR BAT M TR i (20214F)
Delytact PR 2w W 3 (e H A (20214F)
Carvykti (et 2R SMERTEZ R FEH(20224F)

1 BRI FNMPA . FDA . EMAE W45, #.Z3520224FE5 A .



AR 20224F 7 H25 H 405 4
300 Journal of Pharmaceutical Practice, Vol. 40, No. 4, July 25, 2022

1T 30 AR B R, Rl e AR AR R DL IR AR
(R RRT 7k PO & R i1 5 T, RS T
FPNRIT A E AR E T AR IE I (55 3) .
2017 4%, CHHMLIET 77 AT S8 S U BOR$5E = B
A7) YR AT, W T 2R Pk I BOR EOR, i T
AL S — 25 . 2019 4R LISk, [ 52 i 82
i T — RIVHCBORIE ML . BEE T 7R R IR 7
G R R BRI, FEG YTt A T

AT 7 R R R D AT, H At AR 5t — S R, G
Bl BIF S4TSR A A AR 355
R, kT A3 e — 2P o A BOR SR S b
o — I AR SCEER ST | SRR
J7 I RS2 T BOR IR 1328 . 55 —J71H, /T LA
fEF 415 FDA R T80 r ik 2540 R BBk o 4L T
A LR RS AR | /IHUARIIBR 1l R 1R A 2R )
PR, 5 1 BRI, HESh AR AR R

®2 BT HRpANE E = E R AEa T Al AR S

Pl FERR Y

Al /AL

s, BN, AR, SRR FIOTAEY) . SEZ AT, LA | BT A BEZS | PALL, Miltenyi Biotec
PR b & ZARTE, B I, SCG. WL 2 AWk, Z iR AW fRIERAE R FELER . IR 4

T, WHE
HARTPAE FTC. HHUAEE . B AEY) . B 2hE. TH
(CRO/CMO/CDMO)
B AT IETE ., JEREANM . TRV A AR AT
0T HARIH BT S EE WARAY) Sl AR SR E
R R 1B BB . RTTERE
=il LR E R R BOLEERE . B L REMR MR R . L EPREEE L ERILEE L RN ER
FE MR LB B 4
*3 KREARGHERERATHEXBE AN
RATERI] TR 44 A TR]
TA R HLR ORI IR Y T R B DAY T I RBIF S0 4% 22 A0) 19934F
ERRF AT G 4 CRER TARL S BN 19934
E R AL CNZSB AL IL R R IR B TN 19984
FE R 2 B R (€ ety Hi Y RIS 19994
FE| A 24 i B A R CNEERIBY TR RIH R B e A S 00 ) 20034
FE G RHA TLA: 5 CNIRRG T A0 A 52 A fE 2 T 0 ) 20034
FE R 2 B R CAJHEL] DNA il Bl B AR S 500 ) 20034
E K PA B BRI 2T AR ik (7)) 20074
FER TAH 2R I RIS, A 0 5) 20094
FE R 25 B A LEUR) CHBLIRY T ™ S ST B AR S 00 ) 20174F
X Dz (A= B 2 B AR PR IO P B 2% 1) (ESK R LR ) ) 20194F
R AT (ONGEE-abGvig PSS E P 20194
R B E R CHEPIAYT = S 25 5 S PN B AR T (R 2L ) ) 20204F
E R0 B SR CEERRYT ™ BAIIBE VT IR IR DF AR S 50 (ER B R ) 20214F
E R I E N G A HURZ A TANE(CAR-T) 7 i LTI PRIXURS: 4 #10 I ARSe T I (TSR 8 R ) 20214F
| K 24 o A A G ™ BRI IRDEE S IR AR S50 GRAT) ) 20214F
E R0 B SR CR MBI ™ ARG RAF TS H A 50 GAT) ) 20214F
R I E N CRERARYT P A IIBE DT IR RDF A S50 GRAT) ) 20214F
R B SR (24 A ™ o A B - A LT ot o 57 (FE SR DR ) ) 20224F
E R B SR R Y EERAYT ™ S22 SN H AR 50 GAT) ) 20224
E R I E N R A IEY T 2R SITMEAR S F I GRAT) ) 20224
R B E R RSN B R G258 SITME AT T 50 GRAT) ) 20224F




PSR 202247 H 25 H O H40% 4
Journal of Pharmaceutical Practice, Vol. 40, No. 4, July 25, 2022 301

Jrre A LT UL S PR, BERES AR
PRUEASR R f8 5 750K, SCRE R R IR QR B iR T-Beiy
ARIER LA

4 KEKRE

4.1 TEBA FR R G IT A FRSAR &

T RIE, BERNATT R B E A
TE = 25 U s SRR Il DAL D7 BURF FEHiE
MU R AVE 7 B B L/ R =l S s, 2] 2019
AF TR 5K VT4 AR Mk Bel Y BT, FEE 2021 4F 9 A
T TR (0 20 i 2 R X ) I U R, AR
FH T BUR )2 R BRI T IR 1345 . BEE 4%
MO ANWAT SR B PG ST P, I AEA LR 5 31 7
PN B R, SRR YT AURAH IR 55 1R Rk
AERIETEZTE AL, FE AT i 20 A R
PRSP A .
42 STV EIRER

SAEG 25 L, FEPRYT B A AR IT BOR,
FR T R, W M A PRy A S B 2, AR
FEZE A R, PR, WE A MR BE R, BEPIR YT Ik i
RIBAT T ARS8 B WK R o JU AR T 45 i 55
J7 T, WP ST S B = R AL, O H
hnsi 2l 4 5 245 0 IS DA A VA . XS R BENA YT
PR AR 2 A XU, 282 i B R T 2021
iE 6 Qs kA 1T 20k M, a4 (GG P2
& T 4 (CAR-T) 7™ ity b 17 I PR XU 457 B o B
ARHE T U (AER B IR ). CGEFRATT = i K
BE T I RO IR AR S T 50 (A7) ) L (& ah A=
JoT F A BN - AT 7 B S (TESR B AR ),
R AR EEIBYT 7 hb 25 S PPN RoR$8 2 5
W GRAT) )YEE, B — PR Tl & e fedk il
R B it RUSS: | B O T T 2 4 XU mT 42
43 RZARBFHZBTAME

FEDNAYT 245 5 2 TR 7 5 W . I A9
o, Mg B Ot LLANAE R N e BT E B YRR
o] e B A S VR A 245 B A5 118 iy R L B 5K A 3K
CAR-T ZH IR YT 7= i, W E R MR TR B IR E
AT 4 I PR e A R A R A [ ), A PR g B
PE M s R R AL . BRI eE L
MER K CAR-T IR AR, {HH T 5k
Z 11 B R e 5, A 0 Ay 22 M RN 7
RO ARAFRNIESL . SEFR b, 3R E AR RG24t
A B T K TAE, IR A sk, 2021 4 12 H,
HTFiRI7T B R R L ZE 46 5E (SMA) A8 [a] JERVR YT

)RR A e AL, I HA S B 2019 4F
A E AT 70 J7oCkEE 3.3 JioG, A SMA
BILARAEMA ., 20224 5 7, BN EAT0w
K CAR-T IBIT 2t A P AR . MIfERES
KPP AR RIS, LLGEF CAR-T
FGPIIE R LT, AR S E 2RI 24
Ytk AR, B .

(&%)

[1] BLAESE RM, ANDERSON WF. The ADA human gene ther-
apy clinical protocol [J]. Hum Gene Ther, 1990, 1(3): 327-362.

[2] LU DR, ZHOU J M, ZHENG B, et al. Stage I clinical trial of
gene therapy for hemophilia B[J]. Sci China B, 1993, 36(11):
1342-1351.

(3] SCRRN, KR8, 20 A pS3JiRdps o FEA IR (5 AR R 5T it
JR 1], BRI 2%, 2011, 19(12): 2560-2563.

[4] CYRANOSKI D. CRISPR gene-editing tested in a person for
the first time[J]. Nature, 2016, 539(7630): 479.

(5] sKAR, BRIWE, skis, 4. FRAYT BT i e (], o E 40
Jk 4227417, 2020, 42(10): 1858-1869.

[6] WANGD W, WANG K, CAI Y J. An overview of develop-
ment in gene therapeutics in China[J]. Gene Ther, 2020, 27(7-
8):338-348.

[7] DUNBAR C E, HIGH K A, JOUNG J K, et al. Gene therapy
comes of age[J]. Science, 2018, 359(6372): eaan4672.

[8] STEFFIN D H M, HSIEH E M, ROUCE R H. Gene therapy:
current applications and future possibilities(J]. Adv Pediatr,
2019, 66: 37-54.

[9] NATHWANI A C, DAVIDOFF A M, TUDDENHAM E G D.
Gene therapy for hemophilialJ]. Hematol Clin N Am, 2017,
31(5): 853-868.

[10] ROSSIDIS A C, STRATIGIS J D, CHADWICK A C, et al. In
utero CRISPR-mediated therapeutic editing of metabolic
genes[J]. Nat Med, 2018, 24(10): 1513-1518.

[11] ANZALONE A V, RANDOLPH P B, DAVIS J R, et al.
Search-and-replace genome editing without double-strand
breaks or donor DNA[J]. Nature, 2019, 576(7785): 149-157.

[12] RYU S M, KOO T, KIM K, et al. Adenine base editing in
mouse embryos and an adult mouse model of Duchenne muscu-
lar dystrophy [J]. Nat Biotechnol, 2018, 36(6): 536-539.

[13] RANF A, CONG L, YAN W X, et al. In vivo genome editing
using  Staphylococcus —aureus Cas9[J]. Nature, 2015,
520(7546): 186-191.

[14] GAO X, TAO Y, LAMAS V, et al. Treatment of autosomal
dominant hearing loss by in vivo delivery of genome editing
agents[J]. Nature, 2018, 553(7687): 217-221.

[15] FOLDVARI M, CHEN D W, NAFISSI N, et al. Non-viral gene
therapy: gains and challenges of non-invasive administration
methods [J]. J Control Release, 2016, 240: 165-190.

(F##% 313 N)


https://doi.org/10.1089/hum.1990.1.3-327
https://doi.org/10.3969/j.issn.1672-4992.2011.12.69
https://doi.org/10.1038/nature.2016.20988
https://doi.org/10.1038/s41434-020-0163-7
https://doi.org/10.1126/science.aan4672
https://doi.org/10.1016/j.yapd.2019.04.001
https://doi.org/10.1016/j.hoc.2017.06.011
https://doi.org/10.1038/s41591-018-0184-6
https://doi.org/10.1038/s41586-019-1711-4
https://doi.org/10.1038/nbt.4148
https://doi.org/10.1038/nature14299
https://doi.org/10.1038/nature25164
https://doi.org/10.1016/j.jconrel.2015.12.012
https://doi.org/10.1089/hum.1990.1.3-327
https://doi.org/10.3969/j.issn.1672-4992.2011.12.69
https://doi.org/10.1038/nature.2016.20988
https://doi.org/10.1038/s41434-020-0163-7
https://doi.org/10.1126/science.aan4672
https://doi.org/10.1016/j.yapd.2019.04.001
https://doi.org/10.1016/j.hoc.2017.06.011
https://doi.org/10.1038/s41591-018-0184-6
https://doi.org/10.1038/s41586-019-1711-4
https://doi.org/10.1038/nbt.4148
https://doi.org/10.1038/nature14299
https://doi.org/10.1038/nature25164
https://doi.org/10.1016/j.jconrel.2015.12.012
https://doi.org/10.1089/hum.1990.1.3-327
https://doi.org/10.3969/j.issn.1672-4992.2011.12.69
https://doi.org/10.1038/nature.2016.20988
https://doi.org/10.1038/s41434-020-0163-7
https://doi.org/10.1126/science.aan4672
https://doi.org/10.1016/j.yapd.2019.04.001
https://doi.org/10.1016/j.hoc.2017.06.011
https://doi.org/10.1038/s41591-018-0184-6
https://doi.org/10.1038/s41586-019-1711-4
https://doi.org/10.1038/nbt.4148
https://doi.org/10.1038/nature14299
https://doi.org/10.1038/nature25164
https://doi.org/10.1016/j.jconrel.2015.12.012
https://doi.org/10.1089/hum.1990.1.3-327
https://doi.org/10.3969/j.issn.1672-4992.2011.12.69
https://doi.org/10.1038/nature.2016.20988
https://doi.org/10.1038/s41434-020-0163-7
https://doi.org/10.1126/science.aan4672
https://doi.org/10.1016/j.yapd.2019.04.001
https://doi.org/10.1016/j.hoc.2017.06.011
https://doi.org/10.1038/s41591-018-0184-6
https://doi.org/10.1038/s41586-019-1711-4
https://doi.org/10.1038/nbt.4148
https://doi.org/10.1038/nature14299
https://doi.org/10.1038/nature25164
https://doi.org/10.1016/j.jconrel.2015.12.012
https://doi.org/10.1089/hum.1990.1.3-327
https://doi.org/10.3969/j.issn.1672-4992.2011.12.69
https://doi.org/10.1038/nature.2016.20988
https://doi.org/10.1038/s41434-020-0163-7
https://doi.org/10.1126/science.aan4672
https://doi.org/10.1016/j.yapd.2019.04.001
https://doi.org/10.1016/j.hoc.2017.06.011
https://doi.org/10.1038/s41591-018-0184-6
https://doi.org/10.1038/s41586-019-1711-4
https://doi.org/10.1038/nbt.4148
https://doi.org/10.1038/nature14299
https://doi.org/10.1038/nature25164
https://doi.org/10.1016/j.jconrel.2015.12.012

	1 基因治疗关键技术研究进展
	1.1 基因治疗作用机制
	1.2 操纵改造基因的方法——基因编辑技术
	1.3 基因治疗技术实现路径
	1.3.1 基因治疗载体
	1.3.2 溶瘤病毒
	1.3.3 mRNA药物


	2 基因治疗产业发展概况
	3 基因治疗监管政策体系建设情况
	4 未来展望
	4.1 完善政府引导的基因治疗创新服务体系
	4.2 继续规范监管体系
	4.3 提高基因治疗药品可及性


