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T AREFMEERT MmN A RR R

TEARMIANIE P Ik M A e s b, — RS BAT B SR SR 5 | O Bkt e T 1)
TS, AHMES) T ey MY PRI R

—. JEHETE BRI ]

Griffith T 1928 4F 1t Jifi 58 BRI S ) 6 AR 10 2 A AT i % A I 2, Lederberg
T 1947 4F Je BUAE LS A G 3 oF 25 S AR AT e RS st AL W o, I T 1952 4F 2 B4 i 1) 25
SR R AR AL LN, XSSO 2 DNA Shst e i i B e 44 T
FLHEEMUEDS, T H B8 T DAREDA A . R 7l A RS a5 A 0 0 E A A A I 1
AREAR THMFBEISME . I RBANRESLE S MSCHIE A, Lederberg T 1958 4F3fA54
DUR A 2 ol i

Tl SRR SLEME IR TR P RIE SR

1961 4 Howard Temin A B 75 /2% YL 40 i J5 ml S5 20n] 18% 1 FE R 98 48 . Szybalski
T 1962 4EFF AWGEBE ATy T A SCIRIFSY, DAVR IR IEENS — S 0204 i R AZ M L5 A4 il 3k R
A EBFEER, B IRAEEFL Y A 52 B DNA A5 10 40 i A= AL R nT s A R E 1k .
Edward Tatum T 1966 47 & 3% |5 8¢ FH T ARG 5 1% S AR BE DA 7 rh T ZE 1 FH Y
3L, Marshall Nirenberg 7F 1967 45T A {246 st %15 B H T g R4 X —F552
P A S REXIA A7 Rogers Al Pfuderer T 1968 4F-JFF& T 9 5/ T 1Y 3L A
RIS RS, DU RAE T B 2R T L SRR R v BE S A EE RNA .
1972 4F, Jackson Z86 A AWE AR “MeiieE 407 4 A & A FUBE RN 7 1 KR A
HIER AT, MEE B4 DNA 4> T, 1972 4E, Friedmann il Roblin 78 ( B}2% ) 7%
B EREIEPNAITHES, BRATE HOR DR i ARG B T A R 2 2As, S
Bl mRNA Fik g sk s Z R R 55, BT E R N e iR PR
1. Friedmann i #UHH SLEE DR, U HOR B L o R B AR e, nl 38 i B PR G T Hilkss
B AR 1973 4F, Rogers ZE5¢ i T B N ARIE A FIR I 221, DARFAE Y
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B—F MRMNERAT T ML

FLIRIR RT3 0 AR RN 5 | P91 S A TR R TE PR b A Lo AN« 1975 4F,
Howard Temin [A] a7 2 -5 40 5 1% 490 o -2 ) RO RH EL AR 75 T R IF 5 T R A0 DL I A
HEEE R A

= NGERTR PIRRIASE SSh i %

P DR 3 1% RGeS BERIR T O, BFR AR TR 2 0 I BU TR 1% R 500
TR M, AT 5 T A 55 — 30 kR B A AL S SR B AR AR . 1984 4,
Cepko. Roberts Fl Mulligan 218 FF % B s Bk, S LLA R DNA 51A
ZIFFLE AN . 1988 4F, T AT ARG I ASME B R R0 22 pl Attt . i
W AR TR B9, R ER T8 1 AR S AR Rk e g ia B
i T B A4 L Ty 2 e M B R R R P S PR LR RN . 1990 4F, BRI
BITIRIRIAT: (ADA-SCID ) JFJE, [RIf &R AR SRR T bl AR 2k
F ARSI T-40 0 (HSC) S SR 2 itid 7 B AR SE NG YT, (HRRTEIE AR K2
B AR, (U IRACE IR R AR A AR A o VR, IR R
2t V)G ADA B (H y SO sk spal R8st ) AbBRA) AR T 4iiff, i iR ah g
ST, TR e 2 AR AR . ARG RIS AN SO B R T s S =, i HL
JEREPNARIT I —AFRaE R E, O BRI T IR AR IAY 2 T 7k i 5 M 1k,
B LA 7 ADA-SCID (3 Zd FEPRIAYT IR M3 B KRy, At Strimvelis® ( KX
PHHEHER S A FEPIRYT ™ i ) 19T ADA-SCID SE AT 1 1A .

RS AR, SRR e 50 BRA T T — BN RPI B sh e . RN
P DL IH B R AR I E R DITRE . A B EERIT IR R R, — &
GIVER X AN [R5 1 TE 4 PRLA T i 30 AN R 5 A S e R , (R 25 RS N 1991 4,
Hh TR T I AR SRR I RIS, 1t 2 T S P N A B i A S R R YT
R 1995 4FJi, — NPFAl /N NTH 2 RIE 7 058 7 1 8 0 b 1T 1 4 TR eeAd
RI: OFEZIR 100 TG 52, YR MG IRZ 25 W UEYE ; @ JEaliRl 3 £ 77
FELET I bG s QA D BULIOREAT 1 T A M E M AN B @32 ihsem 5 191
WWE Rk, Wi R PR RIS 00 1996 4F, A EIEPATT¥4 (ASGT) or
FEEE, TR, IFAE 1998 AE TVURER H HFH RS, 1996—1999 4F, 7F 2 HUjiR
FHOCH B AAV2 AE N BE AT 2R AR I IR & 71T, A3 22 A0 JRAE /N BRI R 2%
PRI RIS, . 1996 4, FERIFM LR Z AT, SEEUA RN AR IE IR T i
T 4, R AU R HER RO

Andrew Fire Fll Craig Mello 7 1998 4F & T —FhFR A RNAI Iy 5L Fk 815 ML
RPiE 3 5 mRNA H AR/ RNA 43T (siRNA F1 microRNA ) #1% mRNA [t ig e,
RNAi X IR B HEEE L ISR W, K ohge s 5 SR m Dihe
PEPE DUESIE 8 48 D5 I A BB N AT LIBI T . B8 L ih, X TFREeRakmfis, it
FhIE W67 AT 98 G AP o (X T B, 51 A—IE# EFE IR 2 LU
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MAnFEEE T AR R IEM AR (552 0)

BRI . XA E S EokUE, RNAL SR T —Fhi o 5 AT FBoRyT kst %
J AT REYE, BDE /N RNA 43 FRIGT B . it 5 Hir mRNA B MY
/NRNA 43+, W RBHPREAREAKE TR, JEEMS LRE G, HH
RNAI 852 LR AT R K M AR HE T BE VR T UTBR AR I (1 & e, I H A7 Tl BRIk
FUR PRI 235, 2006 4F, Andrew Fire fil Craig Mello [Al RNA 4t 5 1 it FF
BIPERFFE MRS DR AR A a2

18 % 1 Jesse Gelsinger T~ 1999 4F-7E— Uil 2 A R % 2 H Wi E (OTC ) H=AE I PRIk
erhaers, KA T I T RS R AL AT s e S OTC ik 2 AE & — P i 2
THERECE, 7E AT LR R A S, (BB OTC #isrd Z 5, nlilad
JERE I R Z5 G T TN ARSIl Jesse J& OTC ik Z fE R, EHAWIERIAYTY T
Wik & . 2w Pk B EA IR ST 3.8 x 107 A& 47 IEH OTC JEH /Y B 41 R 9%
BEEIA  Jesse TEREPINAYT T 4 K5 PR™ ST A G i I s A AR e 25 Ak . Al
R . 2V 2GR 2 88 B =l misbt- . (F{EfHE I RE, S 5Amif
FER A 17 BIEE (EFETCEERAE ) VR . ARSI RERAR RN ., B2
2000 4F 2 F, £E245 400 Tl BRI o A7 4000 20152185 2 5 T HFIAIT, Jesse &
ME—RSET Wl AR AL, YA JLIEE G YT IR RIS o b . AR
2 FDA FIE . AW BE B R gy AN B TR, DS s X JE A T7 G RIS 9 W
BHEREL, 2000 4F (BHaE ) Fdi 36— IR U T R 1) S22 Si s 11 08 000~ A48 e g 2 P
BIT RIS, HE 17X 10 684 PR BU™ B e i fais ( X-SCID ) BEMIRITIE N
ZIWORE AT, RS 10 45N, PRI g2l e, 2, IR r iR
ThAANL S T2 4 BB R A AN, I 1 EIR A RET: . S kL), FDA T
2003 AERTIERERNAY T I RIS .

FABZ, o E7E 2003 4F  UAEHE T B RA ST 7 6 A A © (Gendicine™) , JF T
2004 EJE s BT, A R A LU B A i ik 1 AR A p53 LN, BAEIR
7 Sk B A M R MR RGE, 2 R AR BRI T A R, R IR E IR R
SR #2013 40k, 1 JT 26 E A S RE 2 4 UE U iR T . Rk, 4
A IFRAERN . SEE B HAHE F . R FIAYT IR g g sk, HIRR
2kt 5 R R IENA T RIS A5, 2003—2004 4F, A 3 e B ESCHER B T R AR
IT IR AR, 2004 47, KON 25 548 PR s 352 7 W I B A B AR 0 B AR 7= BV
GMP {E45, F TR 259 0w Ak 2L r= AVIb Ry . W42 RG] (1977 5 A Cerepro”, JE—
S A B AlyRT 2 B I U DR P e R A, TR B . RAETR TR
35 1300 = 1R0AE N A LI RIS, {H Cerepro® - AR ARAS WY 245 i 4 =) (1) _E T #5249 .
2004 4%, FERYAYT 7 T SEIE T — T KRS0 . i E PR A VESS ), ARG g0 )y,
O NSRRI ATl T SE i, AR HEE AT A I AR R PRI T JCFR Al ek, Rt
LN FHZ A, NFEHE R %0 T & B g B AR TR PR PR AL THESE

2006 4, Ll iRk 3R CGT Sy o) —HidE Kot , RIS Zae T4 (iPSC)
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B—F MRMNERAT T ML

BITF Ao AR 2R T 4 FhAR O Ll b R g B2 N B 2R (], BRI Oct3/4 ., Sox2., Kif4
il e-Myc, e AR AEANML PR X LE 2 RE T2 . ARG, AMTHEAR B I 5 i
TEHRAR B 7 T EOR TSR o 2012 48, PR GE 5755 R 22 e 1 2 Uy T ) 5%
WPERTFE M BRAT U DR AR B e PR

V. AJSERTRYY i k5% e

FI 20 A AN DR F 9 S0 ) B R s =2 I, o Bt e 6 AR A 28 S R RN R T A
RS PEAR IS T LG, PE— RGP (U0 Leber JeKPERSE | B HurpifE 3y
IMsE B R A2 ) FE AT IR RIRIR A H . 2008 45, AT 4 1EE0E i B Leber
FERMEESIT I T HCIRMER) AAV FERTATTIGRIAL: . 2009 47, AR 5 el s
RY SCID 13 L1200 S 5 S B L PRV 7 AR A IR0 1) i R WA 4, 0 LA X R 22 4k
2009 4F, EEFLHIAITE S A L E ARG RS RN T 40 e
FEPRIA TR BB L R TS RN RS e PR A TS RN RIS, T
2009 4FH1 2013 4RI FAPESSE R0 2011 48, DL AAVS i #dA R B Bl A B AT
AR 2011—2014 4, DS Plasz R TR T 4002 ( CAR-T ) {697 CD19+ Y
SENE R IR AR 5 A E H IR N . 2012 4F, & E LAY kAT (4
TIRIT: BIR ) AFFIRBUNZ . 2012 4, @RI R A PRIE RIE ST B 7 16 13 ] 5%
T3, BRINASE AN FEENA TS 5 Glybera® #4tb#E 117, Glybera® LI AAV #4486 2% f5 55 1
i Tl 35 DK Dy R DL A ey, 30 O I A 3 A% L v BH [ BEIRE . {H&, Glybera® i L2
FFE 2017 AR AR R BT 440, Bt kiR i, 2011 4F Charpantier 75 b ik 5E
BRI W58 R R v A I —Fh ARG A A 20+ 5 XAE ] CRISPR RNA, Xl 32 4
TR % 2 58 CRISPR-Cas 19— 47, BEIM i VI HI9 5 DNA IR BE A (2 . 2012 4F,
Charpantier 5 RNA SR 75 B IR 1) 4= 9024 K Doudna -4 51 i 20 o HH AR A I 3L R BT T
IR RRR TR Ty, DT, &)a, @ —R a0 sasE i,
ZRGEAETUE 0 B V) DNA BB, Em 8 S JE %45, 2020 4F, Charpantier Fl
Doudna P& % 37— 52 5 4 48 2 R CRISPR W BTk, M35 IR k242 . 2013 4F,
FDA #LUEG R BT TR ApoB-100 #1157 Kynamro ( mipomesen ) , FHF i AH[E
P ILAE F B VAT o 2014 4F, AATTXI 3L 3 B AR CD4™ T 4HHER) CCRS JER e 5t
PR e, 1 T B 5 R 2 i i PRI 06 . 2014 4F, 5 E 4N FISEBRVA 2R 23 R (4
FIRIT: HIESWERIFR ) B o197 IRNTEE ) M ATF IV 24k . 2014 4R,
HAS 7 T iPSC JEPEAN A A &0 RS, 38 I UE A A A H S5 R A T A 0 1) i B
A, SRS IHHGE AR BB, Bl TLe%E, 2GR 1Rk,
2015 4F, Fischer il Friedmann PRI $ Hi & PRAY P HE & M0 FT 3R 75 H AR 978 H Rl 2 .
2016 4F, FDA HELfESERFTHRZ5Y) Spinraza T ) LEER L VERUBALZE 4 I6YT . 2017 4F,
K HHE AR TALEN T4k CAR-T 4 SEBEGHE CD19" 2u: 1 I F o i 22 -
2017 4EPEAEN B CAR-T A 047 = 5 Kymriah (T2 & B A 2k B ik 40
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MAnFEEE T AR R IEM AR (552 0)

LI ) AR RIS W] CAR-T 4HMIVAYT 74 Yescarta (T AR SMEIR UK B 4
MEWREVE ) 395 FDA #ibifE v, 2019 4%, rhEZAMAYLBRE > CRISPR RGHE N 4k
Il IR B8 28 FDA #UESS G s, GENE RN B H R FT 1L, 2021 4F, mRNA RE1H 28k
Rl N FH T3 et il 8 (COVID-19) BTG, 2022 4F 21 f A A Byt i & R 7 19 1) 22
SEARY, A S RHT IR E TR W, S — AR TR T IR R . It
Ab, TR 2 7E 6 [ BRI AFATFHEAE A7 12 18 AR B il X B0 O 3 IR AR AL 7
PAETH3] 2023 4R, ER L RO B MG R I i nT RE L2 38 13 Fh 48y CGT. B4k
27 35 FDA £ 5| HAY 2019 A9, RI%) 2025 4F, AFARRHILHE 10 ~ 20 Ay
CGT. #2022 )i, EJEHENCHHER CGT =M k%] 100 42, CGT =it
AFEF R ZEE .

FET HARMEERTTmNLXRIREES

I 1990 471 Il RIS ES , A0S BE PRy i T AR O S 44T Y 30 4R
S FHER . IRREEN, AR NGRS 1, COT GUSAEHAR | R i %
PRSI MBS BN R . IRgETT, #E 2023 4F 6 H, £FGuFC L
CGT ™ ik 100 A, H BEPIRY 7 i RNA 7™ i R ESE B M R 40 YA Y 7™
OB IR 1-1, 3 1-2 FIER 1-30 FEPRIATT I RIEE P B X0 9 A B £ 27 i~ |
AR 5 A0 LZE4a MR BEAL AT . H AT, CGT SUs i A ik e BE I iR 2R R 5,
ZHETAIML, SN, MR TR S MG T, RNA STk Lefbsr . Ay Al
(CMC) ANATTHIFR AR

—. R R £

(—) BRHEXHRS

BRI TE (adeno-associated virus, AAV) J& FAI/NREERE, 28 /NHAS P40
ANETEIR IR TE; AAV HHELARZ 26 nm A - HREE AR FE A2 4.7 kb BAsE DNA 3
PIZHZ AR . SEPR A A M2 A T R R I K B2 741 (ITR) |, HoAR s 2 RVER &
RIS MG T, AAV fEET 2R EHESh Y, AR R AR T s 2 S5 i Bl
WaEE, HAG AT B

AR AAV (rAAV ) H AT 3L MM BR T 23 AAV A %S PH1, I R
IRIFYERE N A & ME—RIRFRTEF A2 ITR, F Tl = id f b4 S 3 4l
IR . T RE GRS T B 1 58 4 LR AT rAAV AR RE S iR Ak, A B IR
TS A A MR S e AN AN R . rAAV 72 AT s i B PEAR, i B s 2R W
rAAV 1] DLTE AR5 AL A 00 1 B dEE . — A rAAV SERI 4] 3222
PABRIAA (episome ) MUIERAFTE T-1E AN . AR AAV ILTE 8 LA R 5 5
Mg R AMAHEAER, BRI B T SCA [ U SE ) dE, 480 (AAVL/8/9) |
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