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B MCRISPRERJIET /AR £
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CRISPR-CasREARHKZFN, TALENZ EHNE=RERRERZA, EOLMENT
ERRERANKE, CERASSERANAR ZNERRERAK, HALESD
NEEFTENEEHARZ—, CRISPR-CasIZATEMHCasIEAMNEHOE
RNA(SgRNA) FréaRk, HEdCasoEBRTIZEIDNANTENIER, sgRNAE [ SHIE
. ESGRNAN @S @S REEAEX RN, CasoE B X R E B ERALHT
12, SCIIDNABISSERTEE,

RIFCRISPR-CastE R EFFP L, CRISPR-CasREHZD AR KE, £ —
CRISPR-CasRZZMZ N CasBEHLEANNZSERANNE S rRNAZAR, X
AP ARIE, NEFMIVE,; % #CRISPR-CasEANE—FHMNE, XTHH
AUE . VERVIE, B, BL4LENCRISPR-CasRA D, PAE—CRISPR-Cas
RANE, SHBRI0RES, T ZAHTHENGERD, HTFFEF—XHNE
EYHSERAR, ERREIRESR, TAMAE, METECRISPR-CasRA
HCasEH A #EDNAZIRNANTIEIINEE, VIEIEFIINES, BENEAS TRE,
EmEE £ CRISPR-CasRAMTEARH ZRATFERRFET. Ht, REH
B2 Cas9. Cas12aflCas13a,

RuvC RuvC HEEN
- ﬂM 3 5 ow— _}: 3 ﬂHEPN H -3
3' HNH ' 3 R 5- v f
"_'_‘\—" j’
\ NﬁtrRNA 5> chNAlJ
gRNAx {“\
Cas9 nuclease Cas12 nuclease Cas13 nuclease

E1 | Cas9. Cas12flCas13EEHIEREE(KIR: Molecular Cell)

DEEPTECH >



DT » ' ¢
INSIGHTS CRISPR-Cas Gene Editing Technology

CRISPR-CasE[ZE4RiEIEA

FblFREENRERARZ—, BXREHENL. &N, EIRK,
B MCRISPRERJIET /AR £
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CasIRERBHRUMRMN_XKIBYNEH, SERNARAI ZHNCasEAZ—,
Cas92 HcrRNAFI R I #5E crRNA(tracrRNA) 3| S BIDNAZ BE N1 EF . CRISPRES
R Apre-crRNA, BEEMIAMEBREICrRNA, H5tracrRNA, Cas9E O MIZE
BREREEHR, HCasoEHIRFIERBERPAMESI(MINGG, HPNRKRERZHE
B8), FBcrRNASEEDNARFRYIE4, BBACasOSTEPAM FFl LR 3-4NMZEERXYS
SUEEDNAMITIIE], SIAKDNAXGERTE, FMEXR.

Casl2a, REBMACPH, BTEVEINER, LERENARAI ZHNCasERZ
—, Cas12aE R EBEDNAFIRNARTIESE M, o LARKE FtracrRNATM R pre-
CrRNAM T AMFABICrRNA, Cas12aiR 3l E S MR IBIENPAMESI(ITTN), H#&E
PAME S T il X NEEDNAK TS, Ak ERw, SCaso9fMCas12aRE,
Cas13a2 L MRNANZERES, BT _HVIEMNEH, Cas13a5crRNA, EMES
ER=nE&8WE, Cas13aRBMAUE, XKV BEEERNAEITIIE,

¥ ERES Cas9 Casl12a Cas13a

AES 1E:S) VR VIE

MERESLEME,  RuvCand HNH RuvC HEPN

gRNA crRNAFItracrRNA CrRNA CrRNA

=49 dsDNA dsDNA RNA

PAM GE&(MNGG) TEE(ITTN)

REHR FXRim #a MR i BURFEE@ 75 Z R 5K

%1 | EFBCasEH4FME(EIE: Molecular Cell, DeepTech#ig)

CasEHHEBRIEIRE T CRISPR-CasZ LK MIM A, PAMESIIRSI T (L BRr8EH,
WMCas9 RBIBIPAMESIA NGG, EAXERAAGTFHYE/\NMEEABUELETH—D
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FblFREENRERARZ—, BXREHENL. &N, EIRK,
B MCRISPRERJIET /AR £

PAMFSI, MEHAOT7THENERAXRBAMIANRE, BEERN T ECRISPR-Cas
ZAHEIGN—XKDHE, gRNAFEFIINEESTURFSIMRENER, XSEBT
ERRESRPISLKERTRNAMRE, XN FREENERBERTE—NART
ZUMIEE, B4, HFEHKCas9. Casl2afCasi3ak/NEirdkb, MiBXER
HKAAVIESHEE LR AN4.7kb, RFFCRISPR-CasRAREIX, XL o) H]
MAMF M T EERENRBESE. o, RFEMRLME, RHITCRISPR-Cas
RAFMENMNACENERE. Bit, f4fiEcasER. FRE/NHCasEH.
EREERNFERAEMAEERCRISPR-CasRAHTNERF T,

RipiECasEH, REEEREBENBEMLEIRIFMNE, FHEKNIMPAME 5 IR F
2#ICRISPR-CasRA N ANZ O DR, ALEEX CasEBFHTMRUEE, N
mie=EaFRMY, RRAERER, FRIFPAMIRE], ¥ EREFIIIRBITEE.
BRl, ERERETEARE, MET SN CasERARTR, i, BIEBIIHH
EMFUFLASHERENCasIZH, BESHREEHenAsCas12aHF1, ALK
B CasOZIASPGHISPRY, AHEEFFEMNPAMELE S IEIDNARS,

CasEHR{RUIZESCRISPR-CasE A MBIEME, FALKN/NECasERHNsp2-
SmuCas9i &, KELN10008EE, o[iRAINAC PAMRESI, {EE4RIEE M)
BFIRES., ¥XMREACas14, X ACas12f1, RE400-500 N8 EE, £FE, &
FZEAXFLATZFEIREHR, WDpbCas12e(X10005EE,R). Cas12j(XR
Cas®, 700&mEE). Un1Cas12f1(5378EE). AsCas12f1(422 f &),
SpaCas12f1(497& & )M CasMINIGREUN1Cas12f1, 5298 EE), AiTiXL
EHRGFERBEMENODE, §6H—SRE, RERXREEARLKT
Cas13X.1(X#RCas13e.1, 775REB)FCas13Y(XH#RCas13f, 7905 EE), H
F2022FREEEENBEFEN, RAREETBEHAN. EEERBELF
ZRBICRISPR-Cas13EEARETR, FIRTREEERFETRTIHNTFIZR.
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CRISPR-CasE[FERiEFRA
St FEREFENREEARAZ—, EXEEN. REH. EKRK,
B MNCRISPREREIET/ERIA#L EH
CasEBTEHK PAMFREFI REM CasEHE R PAMREFI FREM
KKH SaCas9 NNNRRT — SpCas9-HF1 NGG e
RRAsCas12a TYCV — SpG NGN —
RVRAsCas12a TATV — SpRY NYN/NRN —
xCas9-3.7 g%'}'c'\'AGA/ CAA/ 4o enAsCas12a-HF1  TTYN/VTTV/TRTV i85
SpCas9- o TNTN/TACV/TTCV/
NRRH/NRTH/NRCH ~ \RNH =S LbCas12a-RVRR 1y ccey -
HypaCas9 NGG et Blackjack SpCas9  NGG =]
eSpCas9(1.0) NGG Eit=

X2 | BHIRUBOEN CasEHTAR(KIE: Synthetic Biology Journal, DeepTech# 1)

LB CasEH, ¥ ACRISPR-CasRZAMBAERE. Cas7-112EBI XEIEE
ER B — 2 IB4FMIN-ERICRISPR-CasE R, SEANSHANBNERESYAR
B, ZZZEFE—IRNEHCas7-11(HELBCas11 M Cas7RETMK), BEF
crRNANI LA F5U45 S ERNATIEIE Y, AIEIL S AEIRME T —f I HIRNARER
TR, HHEMA L BIAIRNARIBRE AR ER,

2023F ENCRISPREBARIBITZHERM L™, CRISPR-CasRANI 2N AHE
MTHEXEYEHARANLE. EEVertexf|Z/AGFCRISPR Therapeutics/A &
BRIEEF AEFCRISPR-CasoR Fifexa-celfrik, {ERACRISPR-Casoix R41E
BRENERRR G B-1 5 R MANFIRE LR XA RE M NRER, 2022
F98, EFRIFNIRKIZIELE R, VertexASIFCRISPR Therapeutics/SEexa-
celfT AN LB, BEF2023F Kt L,
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A{EDNASKHE

BREYFRESARNBBHRA, 5/0FH—HIDNAS AR E R
| ——

E§{EDNAS 2 EEE AR TONAZERNBER T, BEEB{ERNZIDNAS FRIML
Bl. RTEANZLOERINBRRIRNOREHAEZERELE(Terminal
deoxynucleotidyl Transferase,TdT), TdTE—f ARk FDNAER KB EEDNAS K
B, BENMENERPATELST M., EMMEBRN, ®EENEEBE FHENE
BT, BURESZRZE=HE(INTP)RESEEZETRN 3'Rin, NMEKREZEZ
B, dTEALERKBNRERSEYE, EBIIWKEDNAGHK., S, TdTX
R ENEFEMRIE, dNTP, #ZIEZE =BBR(rNTP)LARBIMEV T = BB K U159 0]
PMERBTATIEY .

HESHEEDNASHKE. RAKRESFDFFOE. B, TEFREAN
DNAEM A AR EH IR =%, ZUFEREREL-SPIRNEE, BNTE
dEESBEHER, BESRENER, SRNEREIKIBTE, SR YESREERE
T, XEBUEEREERNDNAR B KERZ8A%E200-300nt, ERBIHEK
MDNARE, BERERBAMPERAR, SHEARSEXIEIEM T KEDNAS MK
K, B, WEEREFTEREFEAFTEHERAN, EAFENER. ESFERK
LI,

BS{EDNAS ZEAREZDNAT REARBRFAER, ® "
B{EDNAS AR EB2-3NRAHE, TR =R VI p4
SDNAS B ERE, SEDNASHEE, B %,; /2
BEEMSEKABONANSHR, RAEBSRE ¥

X8000 ntBIDNARDY, BSEEMBABTER KA Deblockiig™ Cyrie<EBiEMIon
EBDNAB RN ARE2-3MIER, BIEDNAS @i

R BAE S SRR PIT, BMELART o
BEERR, FEEBRENER. SKEEMRE v

ML, B{EDNAS MBI AREDNAGREKE. HH Froe

%, RARFMREPERBEANEA, Bmaoh 7 (Lo
HIGEITH— L HDNAB B R E S,
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B{EDNASREARBEMA, MEHLAEN., Bo, mip LRI T —HLIERE
DNAE B EARAZ OB B /AE, INMolecular Assemblies, Nuclera, DNA
Script. Ansa BiotechnologiesZ®% ., Molecular Assemblies. NuclerafIDNA
ScriptiX3xRA B ATATEE A ZL, BIBRNZERS FRETHIELLER
A ERER, ZENNZERBARETITESRIARMIBENMEE, ZEERE
MANBENTELEREFAFHE T —MIENEK, #MIIUDNANEK. H
i, Molecular AssembliesfINucleat EF KR IEEHEZEN I3 -0-EFPHE,
DNA Scripti£ 3 23'-0-a5&, 2022545, DNA Scriptif HE T &£ EE{EDNA
B ARKBDNATENHLSYNTAX, HELHRHERIN, RATEFRPXREER
SYNTAXE A,

Ansa BiotechnologiesABF & 7T ANTP-TATEB AN SH O T LR IFES M %,
BEREEBIKETITL, BESKAIBFERM—1ANTP-TAT/E, EE:J:TdT!:’&
NEESESKDNARNS Y, BRIETHEEMNSLERM, BEBEIBETITHIEY.
A, BAMIHEEZR N HRMZIDNAR3 I, MMEMDNA, 20224, Z AT
$RB86800ETRE, ATMEETFINTP-TATHEEDNAG B AN F A, 14
EEEEAMINEE.

thE A SEIMEE{EDNAS R BIE KRR, IRSDNASHBIMBHERE, 20224F,
PERNZRXEZTIVEMBRAFRDISERANESENERZNRAFERS
MENEENSETIT,; BEMNRTNSBEMERE, XNMHERNSETITEH
TR0E, T ZaTdT fELiEMRE, FKEMNTITRER, AIZaTdT-R335L-K337G,
ZRTARBECER LB TITEARESINMHER, KFRATHESE
EMmZEER(3'-ONH2-dNTPs)B4F R IR B AL S M BES] . R ZaTdT-R335L-
K337GTI LB RS EH LS BLUDNANE N, FIEHEKRTTLUXEI98.7%, &
ZEWABKIDNALEEME, T—HZHENEERKAFBRDNAGHK, BEMKENK
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A{EDNASKHE

BREYFRESARNBBHRA, 5/0FH—HIDNAS AR E R
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Ry, FEBEESEMEUEHNTBEFRESEN, SM500-1000ntKEEEZEEK
BIDNAKER, HE EHER%EIE1E99.5%-99.8%, MMEERE R EBDNAS KIS,

BIEDNASMERAMNLTELSMER, ERMBANLMNEETEER. SBE. BN
AEMEFBDNATRTHE, BRXDNAGHEAER—FRAESR, KF7
DNAS MBI EI LRI, DNALHEZ KA RDNANEY SRIIREBSIIR, K
WA EONAD FRINACE, HHNSRENFNHES,
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HNEERSR

MR YEXRANETEI, BEREZBRGYIRAFIIXR
[

#¥)iB1X 48 (Drug Delivery System,DDS) @R B X 2 B EF LRI RS,
WETAMHE. BHRE. ARER., APNSEFHENKRAK, EIRKNA
£, GPBEREANKEERAGNEBEZZELNER, EEENEERRKIEEY
YIEEE . BYER. BRAYREENREZYRINES L EOIER, NERR
REGYARER. EOMRE. REREFRR, RESBVIETRR.

BB AR RBEFIR AR TREBAYNIERIEL, EEZRGYARIE
X, BTEEARAREN. 2EFREYE. #REBEEER. IERREEEZSHO
NRA, ZRBRAYNEBSRLIEMARBEINELAY LHERTRENBRE, X
FRBRAMEEINIRKREL, EXRZLEEEXEENER, REETEEX
TESEZBREANAGYRLRS ., BAl, KANKBRIYIEXRSEGalNac(N-
ZEEEINERR) BN, BERMAKBAL(lipid nanoparticle, LNP)FIE AR X
%5 (recombination adeno-associated virus,rAAV)& &, TLFER, S
EA—RHBENEERRASIE THRAZN ZXE,

GalNacEBREMR A REANNMEBAVBERS, REEREVEARHEDN
E AR, GalNACREBSFAREREMNEERERESEHZAR(ASGPRIFRMES.
ZE, ASGPRIIMBREANSHASIERITURKGaINACRIZERAMA,
GalNacfBEXEM B/ NZBERAWIRS T/IMZERENFFHBEV R, BRT IIRA
MEmME, HRERNTE. REEZENRA, 5 7T/IVEZERNIGRIR. EZ,
ZBEEXRABEFEEE—ENERY, BTASGPREFAREEISEESERIX,
EHEHMARMBPRIEAERD, EMGalNACIEBBIHEI/NZERZSY) H AEEE [0 BT 40
FAEHAEANKEZEER, RETNZBREMEEMARFEPRIFEER, 2K
EEH#E L35 GalNaciBELEImSiRNAZY), BlGivlaari. LeqvioF10xlumo,
B HEAInylamAGIHA, 73 HFaT SMERFIMKE. S EE Bz MR A M
SEREBRETE,
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HNEERSR

MR YEXRANETEI, BEREZBRGYIRAFIIXR
e

MRNAFIERHILLNPBERFFSBE., INPR—RKROESEERMAHIST A
MAKFHL, INPEEFIXENF, PRI RUHENHEEFBE. PHEEER. B
BEENRZ B EmIBE., XM RB—ENLLHIAERBRLNG, HELYE
ERRPREARER., TEEAEFERARAYEEXRBER, EEEpHEAT
FEDY, BREAYHNSENRERYE, EEpHETTIER, 5HABNRNAL
B, HERAERNAEIIABARE. PHEEEREREEERERENNRE
RFIFRE. BEEAREMNEMSEEN, EBEEMRNANKNAETIEABRR. B2
TEEIMMBEAE AR B B LNPIIEK, FFIELNPRE, IZMBEM, HoblEs
NP RE RSB, HEEBERHETMRNAF SR ENS# £, BioNTech,
ModernaflCureVac= RA T EIMRNAF BEEIME A TLNPEIER K,

X WK 1788 . ‘iz, AlnylamASEFLNP®EZE
Sy "i“?x. . . RABRNSRNAZMONpattrotE £ E
~AE TS S L EBET, BTRTREPRRRERSE
O iEe YL . EBE(RNSHEBERE. RRRE

Tu, T e BR-EEESRNANLNP, BN HKE
c T hemnEESEERE, BOMHTR
3 | LNPEILE M REE (R9E: molecules) NEMREIERTTIER.

rAAVEERBEHYBELRESEER. rAAVREIBURNE EBAAVE F S
MANERHE, OEERXREXRENAAVENEEAKE, BESEERRXER
SZHBREYREIZASSHREREEAREZA, RELTEEARTIERHBNNER
RIERTTER . rAAVIE O] LAESEA B o S A shRNAS, & CRISPR-CasEERER R,
MNMIHERTRIERFENRE, RIEERTEN., rAAVEEZ2MS. &
BEMRE. PESHESNE, BEARMBERENAAVEEEMBNARS RN, o
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HNEERSR

MAEANYIBEERR AR, FEZBRGYIRAZFUX

I
FS &Y 28] BRIRHLETH  ERE
1  Glybera uniQure ;81 ;;?Elzﬁ_’r\ﬁﬁé PEE B AR EnBS B Z i
2 Luxturna  Spark Therapeutics 2017-12EEH  REEMUMNEERR
3  Zolgensma Novartis 2019-05EE A2 A TEHEMIEYEGE
4 Upstaza  PTC Therapeutics 2022-070R%E  AADCHERZfE

5 Roctavian BioMarin Pharmaceutical 2022-08KkE2 TEEMRBARANEE

=3 | EERM EHHAAVERERTT ) (DeepTechiRIBAF R EIR)

USMARAERNERZYEE, BE, SREBSHAAVER ST YR Eh
(B1B™MHGlybera), 20224, 25 BIAAVERE ST WA B RA L, RK
HHEH T PAAVIE RIS IX R R AR E AT SUS IR A

SPpEBERAMBZRGYBERS. NN EAZRMERE S W —M AR
fEFREE, R/NE40-100nm, oJLUSEZER. BEHE. I\ FSEW. EARA
RREMRIZHAR, SMMEEBESHERNE, MARBERNES. FHELXREE
KXe&k. BT MK REAREPRBERAE, EREFGXELEXRME, sM
MMERBERAEARATRTRE. LISEK. WEFHREEM /RS IR AR
HitpERITHER. BEl, JMNUERKEASICODIAKEIREF IRV IRE
ERANCIF AT THIGR ., X3RAMA B LRUIIBEDIEFTAENG
YI(IL-12. STINGE N FIFNEL @ STATOH: RE FHI R X EZ T BR) 58 [0) = 48 A 89 Ay
AR, MEABEBENERENESURGENAMEMM ., Evox Therapeutics/A ]
FETETFINBENZBRAYIEIXRS, HBIEMRNA, siRNA, RXBEZEFRIUKR
CRISPRE, AT R ENRMNBLERRER.
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SMzEEISIE

BIGPRIRISEE, RRAFSEEHNTE
[I——

STREBERAFANGERE—MEMNRERARBEI S —HEMEP
(EERAKD), AMMERZRTREBER, NIREBERZRMTREFBEATER
PNRRHEFRRN, BAXTHMRUN[DERERBRIGREE D AKREHR
NARHEM, 20225F, LFDA#LE, BHIERRENE CEBER —LEHHE
HNERBOBRBERRN, BEFEFEIXR, REE2TANNEFHAK, EXNIABZ
STRERE—NMESEARENERESH, RPRMIFEBER KRR IGKH
RIEETXBME—F.

NEEBERAVANAREHBREREITREERGRERRREIENRERE, HEESR
BERX/N. SENEFERSALLURIEEL, BEZhiY, 255, EEGXAE
B, BREERRRARAN, BEMENERSERARRD, BAZRRIPHY,
CEZFEMINENBNS/N, ZEFDAEELHMERE "THEMEY" fREN
BuUATIRKAE. A, ERREREAEBNSFEM/ER, ROIZHRNES,

Fancreatic st
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B4 | RIRSEBEEBENRTERCRIR: The Lancet)
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SMzEEISIE

BIGPRIRISEE, RRAFSEEHNTE
[I——

ERHEFRMEESHBEBEFRERNRAEE. F—TPERRNEEIAMHERR
R, ERHREBEIAGRE, ELAHEUNTRSREMIEL . AREHLEK
X, MEFRANEIMHFRN, BREHFFRNEEEZNRRERZMRPHIRAR
HAEFHRERAORRES, NMBEET ABRAMERS, *MERSHTLHAME
BEAMM, BELEMAELR . BANMIBRNBREZMIOERE3IFRMRFTERRE
BRE, ZFESIERRAREHE. RREAM, NMSBRRFREBERN., =RT
BIRfFRNZE, EXZRMHRRE, SMHEFRRNAEEBEEHAE6
TAR, AMEXSHNBAME. THK. ERARSEREMEURKRS BARRGEF
BZ25MHEREEY., REREUHHRRN, FHREBERIANABSRES
AREBEEEOUNEERRHAFRRN, EMRAPRERER, BEMTERER
BNEEIEETT, UAMATHERNERAERRM,

ERRERATRASHBEBEINEREFRN. A TEBEXEHRRN, RE
MEREES LMK TIESOMAFNER, BERBRENERHESAALNER
(MBI RRAFAFRNNAE. B, EZRQDVEIFAANERNREASHN, BL
ERIENFRAESTEHERTRNREBENERRER.

2022 BB EBEABEIGKRIXIEE R, 2022F1A7H, XEZE=ZXZFEZF
DORETRREAERRER OEBEILKRPORREEERRN, HEZFET
50K, ZOERBEFI0OGERERERE, AL 10EREM: GGTAT. CMAH,
B4GALNT2FIGHREIERBR AR A2 CD46, CD55, TM, EPCR, CD47FIHOTHIE A,
X10MNERFE AT A3 3N LUBUE ANREIREREANREEEGGTAT. CMAHA
BAGALNT2H &R, £ KBEZHEREGHREEIR, BHIEOEIEEER; 6N o]UR
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