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IIEPCIIEKTVIBU PEJAT'YBAHHJI
I'EHOMY 3A JOIIOMOI'ORO
CRISPR/CAS, ABO JIK OITAHYBATWU
«TEHETMYHI HOXULII»

HoGeiBcbka mpemis 3 ximii 2020 poky

Hobeniscoky npemito 3 ximii y 2020 p. npucyoaceno 06om 0ocrionuusm y eanysi
Monekyaspnoi 6ionozii — gpanyycenyi Emmanyenv Illapnanmoe (Emmanuelle
Charpentier), sixa numni ouomoe Biddinenns nayx npo namozenu npu Tosapucmei
Maxca Inanxa ¢ Bepaini, ma amepuxanui [ucennigep yoni (Jennifer Doudna)
3 Kanigopuiticorozo ynieepcumemy ¢ bepxni — 3a «possumox memody pedazy-
sanns zenomys. Y npecpenizi Hobeniecvkozo xomimemy 3asnaueno, wo iaype-
amxu GIOKpuLU 00UH 3 HAUINOMYNCHIWUX THCMPYMEHMIE 2eHHOT MEXHOL02i —
CRISPR/Cas9, abo max 3eani <zememuuni nogcuui». Ileit memood cnpuse
OMPUMANHIO Y PYHOAMENMAILHUX OOCTIONCEHHAX OAZAMBOX BANCIUBUX PE3YJLb-
mamis. 3okpema, QOCIIONUKYU POCAUN 3MOZIU CMEBOPUMU KYAbMYPU, CIITKT 00
u6ini, wKionuxie ma nocyxu. Y meOuuyuni mpueaioms Kiiniuni sunpooyeanis
HOBUX MemOo0i8 JKYBANHHs PAKY, G MPis npo me, wob SUNKYeamu cnaokosi sa-
XBOPIOBAHHSL, OCb-0CH CIMANE PeaivHicmio. <lenemuuni noicuui> eusenu HayKu
nPO AHCUMMS HA HOBULL eMAn PO3CUMKY i 0aiom J100CMeY eAUUE3HY KOPUCTD.

7 sxoBtHst 2020 p. y Crokroabsmi B pamkax 119-ro HOGemiBCbKOTO
TrskHst HobGesiBebkuii komiter npu KaposriHChKOMY MeInYHOMY
iHcTuTyTI OorosocuB iMena saypeatis HobGemmiBebKol mpemii 3 xi-
Mii. 3a Tpaauiiero HamepemxoaHi HOOEMIBCHKOTO THKHS KOMITAHist
Clarivate Analytics omy6sikyBaia CIucoK HalGiIbII iIMOBIPHIX
MIPETEH/ICHTIB Ha 1[I0 HArOPOJLY, SIKUIl BOHA BU3HAYAE 32 Pe3yJIbTa-
TaMU aHaJli3y KiJTbKOCTI IUTyBanb [1].

Ha naitButiiit cCXOAWHIT PEUTHHTY ONMMHUINCS TPOE BUEHNX, SIKi
3poOWJIN 3HAYHUI BHECOK Y JIOCI/KEHHSI HAHOKPUCTAJIIB, 30Kpe-
Ma CUHTE3YBaJW HAHOKPUCTAJIN 3 TIEBHUMU BJIACTUBOCTSMHU /I
MIUPOKOTO CIIEKTPY 3aCTOCYBaHb y (BisnuHuX, GiOJOTIYHIX Ta Me-
munnx cucremax. Tak, Texsan Xen (Taeghwan Hyeon) 3 Hartio-
nasbHoro yuisepcurery Ceyia (Kopest) BUHANIIOB HOBUI cI1OCi6
CTBOPEHHSI HAHOKPUCTAJIIB ITepexiIHUX MeTaJliB, SKi MOXKHa 3aCTO-
COBYBATH, HATPUKJIAJA, 9K KOHTPACTHY PEYOBUHY JIJII MarHiTHO-
pesonancHoi Tomorpadii. Mayur Basenai (Moungi G. Bawendi) 3
Maccauycercbkoro texHosoriunoro inctutyty (CIIIA) crmeriasri-
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3YETHCS HA KBAHTOBUX TOYKAX — MIKPOCKOITIUHUX
HAIIBIPOBIAHUKAX 3 OCOOJUBUMU CIIEKTPOCKO-
nmivauMu BiaactuBoctamu. Haperri, Kpicrodep
Mioppeii (Christopher B. Murray) 3 YuiBepcure-
Ty HencumpBanii (CIIIA) 3aiimaeTbesa BrockoHa-
JIEHHSIM BJIACTMBOCTEN HAHOKPMCTAJIIB, 30KpeMa
IIIBUIIIEHHSM X TTPOBIIHOCTI.

Haropomy mpopoxyBaim TakoX IBOM aMepH-
KaucbkuM BuyennM: [[sxomy Xapreiry (John E
Hartwig) 3 KamidopHniilicbkoro yHiBepcuTeTy B
Beprui Ta CriBeny Byxsanbay (Stephen L. Bu-
chwald) 3 MaccauycercbKoro TexXHOJIOTIYHOTO
IHCTUTYTY, SKi BIIKPUJIN PEAKII0 aMiHyBaHHS
byxsasnbpa—XapTsira, B pe3yJbrari K01 yTBOPIO-
IOTBCST BYTJIETh-a30THI 3B’A3KM BHACJIJIOK peak-
il CTIOJIyUYeHHST aMiHIB 3 apuJIraJoreHilaMu, 1o
KaTaJli3yloThes nanajiem. Ileit MeTos BUSBUBCS
Jly’Ke KOPUCHUM JIJISI CHHTE3y B JabOPaTOPHIX
yMOBax 6araTboX TPUPOAHUX ATKATOIIIB.

Tperim 3a crekoM nperergenTom Ha Hoberis-
cpKy Tipemito 3 ximii y 2020 p. BBaskasm MakoTo
Oynzita (Makoto Fujita) 3 Tokiiicbkoro yHiBep-
curety (Anonig) — daxiBig 3 cympamMoieKyisp-
HOI1 XiMii KOMIJIEKCHUX CITOJIYK. 30KpeMa, BiH /10-
CIIKY€E caMO30UpaHHs TPUBUMIPHUX KOHCTPYK-
Iiif 3 OPTAaHIYHUX MOJIEKYJI, CKPITIJIEHUX aTOMaMU
MeTaJry, sIKi MOXKYTh CJIYTYBaTH <«MOJIEKYJISPHU-
MU KOHTeWHepaMuy I iHITUX PEUOBUH.

OcTagHIM YacoM <«KJIACU4YHi» XIMIKH CKap-
JKaTbesl Ha Te, 10 HoOemiBCbKy mpemito 3 Ximil
BCE YaCTillle MPUCYKYIOTh 3a JOCTIKEHHS Ha
CTUKY TPAAUIIITHUX GI0JOTTYHUX AUCIUILIIH, 30-
KpeMa BUYEHUM, sIKi TIPAIoI0Th y raaysi 6ioximii,
MOJIEKYJIAPHOI GioJorii Ta imyHostorii. Tak craso-
¢4 1 1poro poky. Jlaypeatamu 112-1 HobGemiBecbKoi
mpeMii 3 XiMil cTau JIBi OCTIiAHAIIL, IO TIpallio-
I0Th y Trajy3i MoJieKyJIsSIpHOI GioJiorii: dpaHiry-
skeika Emmanyens Ilapmentse (Emmanuelle
M. Charpentier) 3 Bimmisensst Hayk mpo mmaTo-
reau rnpu ToBapuctsi Maxkca Ilianka B Bepaini
(Max Planck Unit for the Science of Pathogens)
ta amepukanka J[kenmicdep ymama (Jennifer
A. Doudna) 3 Kasidopsiiicbkoro yHiBepcure-
Ty B Bepkuii. lenepanbuuii cexperap IIBencbkoi
KOpOJTiBChbKOi axazemii mayk Vopan Xamccon
OTOJIOCUB MOTWBYBAHHS PIllleHHS TIPO HATOPO-
JUKEHHST: BUeHi OyJIM YOCTOEHI Ii€l MPeCTHKHOT
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HAropojini 3a <«Po3pOOJIEHHST METOLY pelaryBaH-
HS TEHOMY». 3TiTHO 3 OMIIliitHUM TTpPecpesi3oM,
JlaypeaTu <«BiIKDWJIN OIUH 3 HAUMOTYKHIIIUX
IHCTPYMEHTIB TI'eHHOI TeXHOJIOTii — <«IeHeTH4Hi
noxknti» CRISPR/Cas9. BukopucroByioun ix,
JIocaimHuku MOXKyTh 3MmiHoBatu [HK TBapus,
POCJWH, MiKpPOOPTaHi3MiB, IHIINX >KUBUX iCTOT
JIOCUTH TIPOCTO Ta 3 HAA3BUYAWHO BUCOKOIO TOU-
HicTio. I{s1 TexHOMOTIS 3ilICHIIA PEBOJITOTIMHUIA
BILUIUB HAa HAYKHU PO JKUTTS, 3HANILIA 3aCTOCY-
BaHHS Y HOBUX METOJIaX JIIKYBaHHS PaKy i Moske
3IMCHUTH MPilo TPO JIKyBaHHS CIIQKOBUX 3a-
xBoptoBab» [2]. ¥ 2020 p. poamip HobesriBcbKoi
npemii craHoBUTH 10 MJTH IIBEICHKUX KPOH, abo
$1,1 mutn.

xennidep [Aynnai EMmmanyens [llaprnentoe y
2012 p. 3mificHuyiy cpaBKHiil TPOPUB y HaYII i,
Ge3repevHo, 3aCIyrOBYIOTh Ha HarOpozy, sIKy de-
KaJI TIPOTSATOM OCTaHHIX BOCbMU POKiB. /{o pedi,
kommanisi Clarivate Analytics mpopokysasa im
Hob6emisehky mpemito 3 ximii me y 2015 p. On-
Hak HobesriBChKUil KOMITET TPUBAJIUI Yac He Mo-
CITITIIaB TIPUKUMATH 1€ PillleHHs, UMOBIpHO, Yepe3
GaraTopiuHi MaTeHTHi BiiHU Ta CyA0BY TATAHUHY
32 aBTOPCTBO MIXK PI3HUMU I'PyIlaMU BYEHUX, SIKi
3po0OWIIN CBill BHECOK Yy PO3POOJIEHHST TEXHOJIO-
rii CRISPR-Cas. Y 6epesni 2020 p. y xypHasi
«Bicnuk HAH ¥Ykpainu» Buiinaa Haira cTaTTs
«Penarysannst renomy, a6o CRISPR/Cas9 —
namaiest BiJ 6araTboX HEeBUJIIKOBHUX XBOPOO 4uu
MEPIINI KPOK /10 TEHHOTO aloKaJIICucy?» Ipo
OCHOBHI HallpsIMM BUKOPUCTAHHS TEXHOJIOTIi
CRISPR-Cas Ta etruni npobjieMu, 1110 BUHUKJIN
3 MOSIBOIO IiET TEXHOJIOTIT i CIpYUHIIN Oy pXJIn-
Bi muckycii y cycmiabersi [3]. Y wiit my6orikarii 3a
B POKy OyJI0 TepeabadyeHo CXBajibHe PIllleHHS
HobeniBcbkoro komitery (XTO 3HA€E, MOKIUBO,
BOHA 1 TToCcIIpusJia Horo MPUUHATTIO). ToMy B 11iii
CTaTTi MU JIUTIIE KOPOTKO PO3TIITHEMO 3HAUEHHS
Binkputta CRISPR-Cas, mizcymyemo mocsirHeH-
HS 11i€] TeXHOJIOTIi B PI3HUX Traly3sX Ta OLIHUMO
[EePCIEeKTUBH il PO3BUTKY B MailOy THHOMY.

Otske, TMO3HAaOMUMOCST O/MK4Ye 3 HOOGEJiB-
cbKuMHU Jaypeatamu 3 ximii 2020 p.

51-piuna mpodecop Emmanyesns IllaprenTthe
3apa3 ovoJsioe BiamisieHHd HayK TPO IaTOreHu
npu ToBapuctsi Maxca [1nanka B Bepini.
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Emmanyesns [laprientse napogmmaca 11 rpyn-
g 1968 p. y Dpamnrii, 8 M. JKysizi-ciop-Opx
(nepenmictsa Ilapuska). i 6artbko 6yB Bijmo-
BiZJaJIbHUM 3a MICBKI 3eJieHI Haca/KeHHs 1 Ha-
BYUB [JOHBKY JATHHCHKUX HA3B 0araThOX POCJIHH.
Maru OyJia JTUPEKTOPOM TICHXiaTPUYHOI JIiKapHi.
batpku migTpumyBasiv iHTEpPEC AIBYMHKM /10 Ha-
VKM, i TMiCaA 3aKiHYeHHS TKOJN BOHA BCTYTHJIA
1o Yuisepcutety II'epa Ta Mapii Kiopi y [lapuski
Ui BUBYeHHs 6ioxXimii, Mikpobiosorii Ta reneTu-
K1 (CboTOMHI 1€ (DaKyJIBTET MPUPOTHUINX HAYK
Vuisepcutery Copbonn). Y 1991 p. E. Illap-
MEeHThE 37100yJ1a cTyIiHb OakasaBpa 3 GioxiMii Ta
orosiocusia GatbKaM IIpo CBill HaMip HaBYATHCS B
acripantypi [nctutyty Ilactepa, mo ix ariTpoxn
He 31uByBaso. BusasisgeTnces, nie B 12 pokis Em-
MaHyeJIb 3asIBJIslIa, 1o Oy/ie TaM mpaitioBaru. Tak
i cranocst: B 1995 p. B Incturyri [acrepa E. lap-
MEHThE 3aXUCTHJIA UCEPTaIliio 3 MiKpo6ioJIorii,
MIPUCBSYEHY JIOCi/IZKEHHIO MOJIEKYJISIPHUX MeXa-
Hi3MiB CTIHKOCTI /10 aHTUOIOTUKIB.

Y 1996 p. Emmanyens HlapnenTse mepeixana
no CIIIA, ne mpOTATOM HACTYMHUX IT'STH POKIB
OyJla HAYKOBUM CITIBPOGITHUKOM Y TPbOX HbIO-
HOPKCHKMX ycTaHoBax. lIporsarom poxy BoHa
npamoBana y PoxdennepiBcbkoMy yHIBepcuTe-
Ti B taboparopii mikpobiosiora Exeitn Tyomanen
(Elaine Tuomanen), e 6ysi0 BiIKPUTO MeXaHi3M
CTIAKOCTI 10 aHTUOIOTUKY BaHKOMIIIUHY Y Strep-
tococcus pneumoniae, SIKUA BUKOPUCTOBYE MO-
OiJIbHI TeHEeTUYHI eJleMeHTH 19 3MiHU CBOTO Te-
momy. Y 1997-1999 pp. E. [llapnenTse mpariosa-
JIa aCHCTEHTOM HAyKOBOTO CIiBpoOiTHHKA B Me-
jranomy nentpi Jlanrona npu Hpio-Mopkebkomy
yuiBepcureri B taboparopii [Tamenn Kosin (Pa-
mela Cowin), zie 3aiiMajiacsi TOCITIIKEHHIM KJIi-
TUH NIKiPU Y TeHETUYHO-MO/IN(PiKOBAHUX CCABIIIB,
30KpeMa BUBYAJIa MEXaHi3MU PETYJIIOBAHHS POCTY
Bosoccs y mutet. Y 1999-2002 pp. Emmanyesnn
Oysia HayKOBUM CIiBPOGITHUKOM y JluTsuiit m0-
craigaunpkiin gikapai Cent-/xyn y Memdici
(mrrat Tennecci) i B IHetuTyTi 6iOMOJIEKYISPHOT
metman Ckip6omna y Heio-Mopky.

ITorim Emmanyens IllapreHTbe 1mOBepHYJIACS
no €sponu, ne y 2002—-2004 pp. mparioBasia 3a-
BijtyBauem JstabopaTopii Ta 3amporeHnM mpode-
copom THcTuTyTY Mikpobiosorii Ta reneTnku Bi-
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Emmanyess Mapi Hlaprientse (Emmanuelle Charpentier)

nencwbkoro yHiBepcuteTy (ABctpis). TyTy 2004 p.
BoHa Bijikpusia monekysu PHK, ski perymoorsb
cunTe3 dakTopa BipyJeHTHOCTI y Streptococcus
pyogenes. Y 2004—2006 pp. Oy.ia gorieHToM Kade-
apu Mikpobiosorii Ta imyHobGiosorii, a B 2006 p.
cTaja MpHUBAT-IOIEHTOM Mikpobiosorii Ta 310-
Gysa kBamidikariiitne miarBepskents B LleHTpi
MoJiekyJsipHoi Giostorii. B 2006—-2009 pp. Ewm-
Manyesib [llaprieHTbe, TPOMOBKYIOUN KEPyBaTH
Jaboparopi€ro, mparoBaia Takoxk Mpodecopom
JlaGoparopiit Makca @. Ilepyia.

[Torim E. IlaprnenTtse mepeixana go IlIBertii
Ha 1ocazy Tpodecopa i 3asigysaua JlabopaTo-
pil MeaummHN MoJsekyaspHux iHbekmiii [serrii
(MIMS) B YuiBepcureti ¥Ymeo. Came TyTy 2011
2012 pp. BoHa 3pobuja CBOI rOJIOBHI BiAKPUTTS,
mo crocyBammcsa CRISPR/Cas9. Emmamnyens
[IaprenTne GyJia KePiBHUKOM TPYTIN B YHIBEPCH-
Teti ¥YMeo y 2008—2013 pp. i 3anpoiieHnM mpo-
decopom y 2014-2017 pp. A B 2013 p. BoHa TIe-
peixama mo Himeuwwnm, me 1o 2015 p. mparmoBaia
npodecopoM i 3aBimyBadeM Bifairy B LleHTpi n0-
CJIiKeHb iHDEKIIHHNX 3aXBOPIOBaHb iM. leabM-
roJsiblla y bpayniiBeiisi Ta y [anHoBepchbKiil Me-
amaniit mrosi. Y 2015 p. Emmanyess [laprentne
MpUITHSJIAa TIPOIO3UTIiio HiMellbKkoro ToBapucTBa
Maxkca [lmanka crati HayKOBUM YJIEHOM TOBa-
puCTBa Ta AUPEKTOpoM lHCTUTYTY iH(eKIiifHol
6iosorii iMm. Makca Ilnanka y Bepaini. 3 2016 p.
BOHA € TIOYeCHUM IpodecopoM YHIBepCUTETY
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Iym6ombara y Bepaini, a 3 2018 p. — aupexTo-
pom Binminennsa nayk npo natorenu ToBapuctna
Makca ITnanka (Max Planck Unit for the Science
of Pathogens). Emmanyesnb [TlaprnenTbe € 4ieHom
€Bporeiicbkoi opranisaiii MoJeKyJIsapHOi 6io-
giorii (3 2014 p.), Himenbkoi akaznemii Hayk Jle-
onospaina (3 2015 p.), Bepain-bpannen6yp3bkoi
akazieMii HayK, ABCTPilichbKO1 akagemii Hayk, Ko-
poiBChKOI mIBeChbKOI akazemii Hayk (3 2016 p.),
Hartionanbsioi akazemii mayk CIITA, Harmionamns-
HOi akazemii Texrosoriii Opawntii, Opaniry3bkoi
akazemii Hayk (3 2017 p.), €BpomeiichKoi akase-
Mmii Hayk i muctents (3 2018 p.).

¥ 2013 p. Emmanyens [llapnenTse cTamna cis-
sacHoBHuKOM kowmmaniii CRISPR Therapeutics
ta ERS Genomics [5].

56-piuna [Ixennidep [lynHa € auHi npodeco-
pom Gioximil Ta MosekyJisipHoi Giosoril y Kai-
opmiiicekomy yHiBepcuteti B bepxi (CIIIA).

[lxennicdep yana mapommmacs 19 siororo
1964 p. B M. Bamunrron (oxpyr Koaymbis) y
cim’i Maprina Kipka [lyauu i opori /Ixeiin (Bi-
apamc). [i 6atbko 3106yB CTYIHL JOKTOpPA aH-
rJIiChbKOI Jiitepatypu B YHiBepcuteti Miunrany
B EHH-Ap6opi, a MaTHh 6yJIa JTOMOTOCITOZIAPKOIO,
Xo4a M Majia CTyTiHb MaricTpa B Tajy3i OCBITH.
Kounu /[;xennicdep BUITOBHUIIOCS CiM POKIB, CiM’sT
nepeixasna Ha ocTpis [aBai, ockinbKu GAaTHKO Tric-
Jig 3aXUCTY AMCepTallii OTPUMAaB MOCAAY BUKJIA-
Jlaua aMepUKaHChbKOI JiTepatypu B aBaiicbkoMmy
yHiBepcuTeti y M. Xino. MaTu 3100yJ1a B yHiBEp-
CUTETi PYTy OCBiTY (CTYyMiHb MaricTpa 3 icTopii
Asii) 1 BUKJIaganga iCTOPilo B KOJIEKI MiCIIeBUX
rpomaz. Ilepebysatoun nHa TaBasx, [Ixennicdep
Jlynxa Oyja 3adyapoBaHa Kpacoio MPUPOIH OCT-
poBa, 1oro eK30THUHO (JI0PoIo i (hayHOIO, 10
npoOYANIIO THKABICTh 10 BUBYEHHST GiOJOTTUHIX
MeXaHi3MiB JKUTTs. BaThKo HANlOBHUB OyIMHOK
HaYKOBO-TIONYJIAPHOIO JiTEpaTypoio i 3 3a/10BO-
JgennaM yntas J[»xkerHidep mpo Hayky. Kosn BoHa
HaByajacd y IIOCTOMY KJiaci, BiH TojlapyBaB iii
kauTy />Kefimca Yorcona 1968 p. mpo BiaKpuTTS
ctpykrypu JAHK «Iloxsiiina cmipanb», gka ii Ha-
nuxuysa. Jlo Bubopy npodecii Haykosiist J[xkeH-
Hidpep TaKOX MiAINITOBXHYJH PO3MOBII BUNTES
Ximii, po6oTta T yac JiTHIX KaHiKyJa y Jabopa-
Topii Bimomoro mikosiora /lona Xemmeca (Don
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Hemmes) y TaBaiicbkoMy yHiBepcHUTeTI, a TaKOX
JIEKIMIT CIiBPOGITHUII OHKOJIOTIYHOTO 11eHTpy To-
HOJIYJTY TIPO JIOCTIJIKEHHST PAKOBUX KJTITHH.

Y 1981 p. [Ixxennidep 3akinumia cepemHio
Koy B Xiso 1 Betynmia 1o xoqemxy [Tomona
B Kuepmonrti (mrar Kamidopnist). Ha apyromy
kypci J>kennicpep mouyasa cymHiBaTHCS Yy BJac-
HUX 3[i6HOCTSX 0 HAYKH 1 3aX0TijTa BCe MOKUHY-
TU 3apaJil BUBYEHHS (DPAHITY3bKOI MOBH, OHAK
BUYMTEJ BIIMOBUJIN 1i.

[leprmi naykoBi pocmimrenss sxxennidep lym-
Ha BUKOHYBaJ1a B taboparopii mpodecopa [Tlapona
IManacenka (Sharon Panasenko). ¥ 1985 p. Bona
3100y1a cTyninb GakasaBpa 6Gioximii Ta BeTyImIa
J10 acnipanTypu [apBap/Acbkol MeIMYHOI IIKOJIH,
aky 3akingmia y 1989 p., 3axucTuBimm miji Kkepis-
nurreoM /keka IIlocraka (Jack W. Szostak)
JIMCEPTAIliio, TPUCBSIYEHY PO3POOJIEHHIO CHUCTe-
MU, fIKa TiABUIY€E e(eKTUBHICTb CAMOBIITBOPIO-
BasibHOI KaTamiTuuHoi PHK.

Y 1989-1991 pp. k. [ymana mpamoBana B
MaccadyceTchKiil JiKapHi 3araJbHOTO TPOMIII0
ta y lapBapacekiii menuuHiii mkosi B BocToni
(mrrat Maccauycerc), y 1991-1994 pp. — B YHi-
Bepcuteti Komopamo y boynnepi paszom i3 Toma-
com Yexom (Thomas Cech), sikmii orpumas Ho-
GestiBCbKY TpeMito 3 ximii y 1989 p. 3a BigkpuTTs
KatamitTnyHuX BaactuBocteit PHK.

Ha mouatky cBoe€i HaykoBoi kap’epu [l »kerHi-
dep [lyana mocaimkyBaia cTpyKTypy Ta 6ioso-
rivni ¢pyukiii PHK-ensumis, abo pubosmmis. ITig
yac pobotu B YHisepcureti Kosopazo Bona mo-
3HafloMHsIacs 3 MOJIOJIIITUM Ha YOTUPU POKU acTTi-
panToMm /[xkeiimi Ketitom (Jamie Cate), sikuii 3r0-
JIoM cTaB ii gosoBikoM. ¥ 1994 p. /Ix. lynna me-
petitina 1o €mxbchKoro yHiBepcutety, e y 2000 p.
oTpuMaJia rnocaay mpodecopa MOIEKYISIPHOI Hio-
disuku Ta 6ioximii. ¥ 2000—2001 pp. Bona Oyja
3ampornreHnnM 1pogecopoM Ximii IapBapzacbkoro
yHiBepcutety, a B 2002 p. mepeiimia Ha mocajuy
npodecopa OioxiMii Ta MoOJIeKyJIsApHOI 6iosorii
Kamicdopmniiicekoro yuiBepcutetry B bepkii, me
il 3po6usia c¢Boi rosoBHi BigkpurTs. IlikaBo, 110
Jlxennidpep yana crama 25-M HOGETIBCHKUM
saypeatoM i3 KamicdopHiiichKoro yHiBEPCUTETY B
Bepxui, mpudomy im’a 24-ro, Patinrapaa lentens
(Reinhard Genzel), cramo Bimome anem pawiie,
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Ko orosiocusn jaypeartis HoGemiBebKol mpemii
3 isuKm.

3apa3 /Ixxennidep [lynna € mpesujmeHTOM i
TOJIOBOIO IIPaBJIiHHS IHHOBALIMHOTO IHCTUTYTY
reHoMiku, kil dinancyerbess DoHIOM TOH-
koHrcopkoro mimbspaepa Jli Ka-Iwna (Li Ka-
Shing) i cTBopenuii cuisbno KamidopHichkum
yHuiBepcuteToM y bepxii Ta Kamidopniiicbknm
yuisepcuretrom y Can-@Dpanrcko. Bona 06i-
iiMae mocay mpodecopa GiOMEAMIIMHN Ta 0XO-
POHM 3710pOB’d, € Tos0BoI0 Jlopagdoro KomiTeTy
3 GioJorii, criiBpobiTHuKoM HarionanbHol 1abo-
paropii imeHi Jloypenca B bepkii, gocaigHukomMm
Menuunoro inctutyty imeni losapaa X'iosa,
CTapIIMM HAYKOBHM CIiBPOOITHUKOM I[HCTHTY-
ty [nagcrona y Can-DpaHIncko Ta ajioHKT-
npodecopoM KJITUHHOI Ta MOJEKYJIIpHOi dap-
MakoJiorii  Kasmicopniiicbkoro yHiBepcuTeTy B
Can-@pannucko. Jlabopartopist JIx. lyaHu npa-
I[I0O€ HaJl MEXaHICTUYHUM PO3YMiHHSIM GioJorid-
HUX riporieciB 3a yuyacti PHK.

[xennidep ymna € umenom HamionanpHaoi
akazemii Hayk CIIA (3 2002 p.), AMepuKaHCbKOI
akajgemii mucTenTs i Hayk (3 2003 p.), Hartionans-
Hoi MenmyHOi akazemii (3 2010 p.), Hamionamsroi
akasiemil BunHaxiguukis (3 2014 p.) Ta inozeMHUM
YJIEHOM TPECTUKHOTO JIOHIOHCHKOTO KOPOJIiB-
cbkoro ToBapucTsa (3 2016 p.).

[Micna Binkpurta y 2012 p. rexnosorii CRISPR
[x. [lynHa craia CiiB3aCHOBHUKOM ITUSITU KOM-
MaHii, gKi 3aiiMaoThcd KOMePITiaii3alfieo TeXHo-
sorii: Caribou Biosciences (2011), Editas Medi-
cinea (2013), Intellia Therapeutics (2014), Mam-
moth Biosciences (2017) Ta Scribe Therapeutics
(2019) [4].

O6uzsi mocripnuii — Emvanyess [Tlaprentne
i [lxennidep dyana — MaloTh HEHMOBIPHY KiJib-
KicTb HayKoBHUX Haropos (Mait:ke 40 koskma). Ile-
peTiYuMO TYT JIUIIIE CITIJIbHI HATOPO/IHN:

e npemis gokropa IToasa dnccena 3 Giomemnmy-
HUX pociimkendb (2014);

* ipemis Tab6as (2014);

e [IpeMisi 3a TIPOPUB y HaAyKaxX IIPO JKUTTS
(2015);

* npemist mpuHItecu Actypilicbkoi (2015);

* ipemist Ipybepa B ramysi reneruku (2015);

* mpemist Meccpi (2015);
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* MiJKHApPOJHA TIPeMis KaHa/ACbKOTO (OHIY
laitpanepa (2016);

e mpemia [layna Epraixa ta Jloasira [lapm-
crearepa (2016);

e mpemig Tam TafiBanchkoi Akamemii Cimika
(2016);

* npemis porpamu Human Frontier Science
Program (HFSP) (2016);

e pemisi @oumy BBVA «PybGexi 3uaHb»
(2016);

* nipemist JI'Opeanb—IOHECKO pis xinox y
nayrti (2016);

* ipeMist Dony Yoppena Anbriepra (2016);

e nipemis Amnownii (2017);

* npemig MeguuHoro rentpy Onbani (2017);

* ipemist Xapsi (2018);

* nipemist Kasui B ramysi Hanonayku (2018);

* rouecHa Meja’b AMEPUKAHCHKOTO OHKOJIO-
rignoro ToBapuctsa (2018);

* ipemist Bosda 3 megutnnnm (2020).

[xennidep [dynana ta Emmanyens [llapnentse
3a Bepciero sxypHany Foreign Policy y 2014 p. yBi-
WIIJIN 10 COTHI MPOBIIHUX CBITOBUX MUCJIUTEJIIB,
3a Bepcieio xypuaay Time y 2015 p. — mo corni
HaWBIIMBOBIINX Jro/elt cBity, y 2016 p. orprma-
s 3BaHHA «Jlonmnna poky», a'y 2018 p. ysifiim
no crucky 50 HAWBUAATHIMNX KIHOK y Tasysi
TeXHiKH, cKIageHoro kypuaiom Forbes [4, 5].

YoMy K BIIKPUTTS, sIKe 3pOOMIN I[bOrOPIYHi
naypeatn HoGemiBebkoi mpemii 3 Ximii, BusHaHe
yCIM CBITOM $SIK PEBOJIOIIIIHE 1 HAZI3BUYIAITHO BaXK-
suBe? I mo take CRISPR/Cas9?
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¥V 50-70-x pokax XX cT. 6yJI0 BjKe BiZioMO, 1110
GakTepii BUKOPHUCTOBYIOTH I OOPOTHOM 3 Bi-
pycaMu crielfiajibHi eH3UMHM — pPecTpUKTasu (Bia
Jiar. restrictio — oOMeKeHHsT), 10 PO3Pi3aioTh
Bipycny JIHK i € cnemmdivnnmn 10 neBHoi He-
Besinkoi nocsigosrocti JITHK. Bracuy /IHK Gak-
Tepil 3aXUINAIOTh Bijl PECTPUKTA3 3a JI0ITOMOI0OI0
METUJIIOBAHHS HYKJIEOTUIHUX 3AJUIIKIB aJICHIHY
Ta IUTO3UHY. 3 BIIKPUTTSIM <«3IMUBAIOINX> €H3U-
MiB — /IHK-miras cramo MOKIMBUM CTBOPEHHS
mryaanx xKoHcTpykiiit 3 IHK sxuBnux opramis-
MiB. Tax BUHMKJIA HOBA TaTy3b HAYKW — T€HHA iH-
JKEHEPis, sTKa J1ajla 3MOTY CTBOPIOBATH T€HHO-MO-
mudikosani opranismu (I'MO), pexoMbGiHaHTHI
MPOTEiHH, iHAYKOBaHI CTOBOYPOBI KJIITHHU TOIIO.
[Miznime BUABUIOCS, 10 OaKTepii 3aXUINAIOTHCS
Bi/l BipyCiB He TiJIbKU 32 JIOTIOMOTOIO PECTPUKTA3:
y HUX € iHmmi, 6iabir crerudiyamii MexaHi3Mm,
AKMH HaJla€ 3aXUCT MICsA 3yCTpiyi 3 MEBHUM Bi-
pycoMm. Ileit mexaHisM peasnisdye cucreMa 3 J0-
cuth rpomisakoio HazBoro CRISPR/Cas9, a6o
Kpucrep.

Kousm JTHK Bipycy nponukae B 6akrepito, Bij-
OyBacThcs KormitoBanusa ¢parmenty 1iei JJHK
1 repeHeceHHs MOro B cIelliaJibHe <«CXOBUIIE»
iHdopmariii mpo Bipycu y BJIACHOMY T€HOMI —
CRISPR (axponim Bix anri. clustered regularly
interspaced short palindromic repeats — kopoTki
MAJHIPOMHI TTOBTOPH, PETYJSIPHO PO3TAIIOBA-
Hi rpymamu). Tyt 3pasku JJHK pisHux Bipycis
(crreiicepr) HAKOMWYYIOTBCSI MiXK OJHAKOBUMU
KOPOTKUMHU ToBTOopaMu Oaktepianbiol JJHK i
BUKOPUCTOBYIOThCS i BurotoBiaeHHsa CRISPR
PHK — crPHK (ix e nasubarorb PHK-30H1aMN1
a6o PHK-rigamn), mo crenndivyHo posiisHaioTh
TeH! TIeBHUX BiPYyCiB 1 3B’43yI0TbCSA 3 HUMHU y pasi
noBTopHOro 3apaskenns. 3asasku crPHK Bipyc-
ny /IHK 3naxongaTs crieriaabHi eH3UMHU — TIPOTe-
inm Cas (CRISPR-acoritioBani mpoTeinn), reHn
aKkux posmitieni mopyd 3 macuBom CRISPR. ITi
€H3WMMW, K i PEeCTPUKTA3U, € eH/OHYKJea3aMH,
To6TO BoHM 3xatHi pospizatu JTHK sBipycy, sHe-
ITKO/KYIOUN i1, TOMY 1X HAa3WBAIOTh «TeHETUIHU-
MU HOMKUISIME .

Posrignemo, sk mpartioe 1g cucrema, Ha IpH-
kiagi CRISPR/Cas9. Ilicia tpanckpumiiii Mmacu-
By CRISPR yTtBOpIoeThea nosra mosexkyaa PHK,
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1o Kol mpueanyerbesa HeBennka PHK, komrre-
MenTapHa mostopam (tracrPHK). /Jo tracrPHK
MPUEAHYETHCS Ta aKTUBYETbcs TpoTein Cas9,
JI0 STKOTO, Y CBOIO Yepry, MPUEMHYETHCS €H3UM
PHZKasza III, mo pospizae nosry PHK na ¢par-
mentn — crPHK ra Big'ennyerness. Daktuyto B
pesyJibTaTi posdpizanus nosroi PHK yTBopioioTh-
cst komiutekcu crPHK, tracrPHK i1 aktuBoBamoro
nporeiny Cas9. Cueticepra yactuna crPHK pos-
Mi3HA€ KOMIJIeMeHTapHYy AijasgHKy BipycHoi [IHK,
a mporein Cas9 3aMHWKaeThCS Ha ABOX HUTKAX
JTHK i «pospizae» iX, COPUUNHAIOUN TTOAAJIBIITY
nerpapaitito uyskopignoi JJHK [6]. s yemimHo-
ro posmizuaBanns /|HK-«wmimenis» Ta ii monrko-
JUKeHHsT HeoOXinHo, 11100 mpotein Cas9 posiizHas
MeBHY KOPOTKY (3—9 HYyKJIEOTH/iB) MOCJIi0B-
nictb PAM (Big anri. protospacer adjacent mo-
tif — MOTHB, 1[0 TPUMUKAE 0 TIPOTOCTEcepy),
sIKa BIIPIBHAETHCS y pisHUX GakTepiil i posmire-
Ha nopy4 3 posnizHanowo crPHK ginsgakoo JHK
(. puc.). VimosipHo, 1m0 posmizHaBanxs PAM
HeoOXi/IHe UIs 3aXUCTy BJIACHUX TeHIB OGakTtepii
Bin pospizanusa cucrtemoio CRISPR/Cas9, amxe
CRISPR wmictuts 20% crelicepiB, HalllJIeHUX Ha
Bracuy JJHK [7].

Emmanyens laprentse i xxernidep dymna
orpumasii HobGemiBcbKy TIpeMilo 3a BiKPUTTS
TEXHOJIOTii pelaryBaHHd TEHOMY 3a J[OTIOMOTOIO
CRISPR/Cas9. Ognak y cyyacHiii HayIIi BXKe He-
MOSKJIMBO BIAKPUTU IIOCh OAHOOCIOHO. IcTOpis
BIJIKPUTTS, SIKE CIPUYMHUIO PEBOJIIOIIIO B T€H-
Hiil iHKeHepii, TpuBasa 25 pokis, i barato BUEHUX
3po0uIIN y Hel CBiii BHECOK.

Y 1987 p. rpyna SMOHCBKUX JIOCJiIHUKIB Ha
gomi 3 Mocinaymi Icino (Yoshizumi Ishino) pa-
30M 3 TEHOM iap, SKUH BOHU JIOCJIKYBaJIN, BU-
MAJIKOBO KJIOHYBAJIU TOCUTDH BEJUKUU (hparMeHT
reHoMy KHIIKOBOI majnuku Escherichia coli, mio
He KoJyBaB ojieH 3 poreinis [8]. Ie Oyiio aysxe
JIMBHO, OCKI/IbKK GaKTepil, SIK PaBUIIO, HE MAOTh
3aliBUX IOCJiloBHOCTeN. /limsgHKa cKiagaiacs 3
nocriroBaocteit JIHK, mo moBToproBanucs, Ta
Bapiabesmpuux dparmentis JTHK mix HuvMn —
crieticepis [9].

¥ 1993 p. naykosii 3 Higepsanis i kepiBHU-
nrBoM Sna Ban EMGiena (Jan D.A. van Embden)
JOCTIINJIN PI3HOMAHITHICTh TI€PEPUBAHUX TIPs-
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MUX TIOBTOPIB cepe/l PI3HUX MTaMiB 30y THUKA TY-
6epkybo3y (Mycobacterium tuberculosis) i pos-
pobuIn HOBMIT MeTo AnepeHIliIoBaHHS IITaMiB,
KU BUKOPUCTOBYETHCA T oTenep [10].

[Miznimre icrianenp Mpancucko Xyan Mapri-
Hec Moxika (Francisco Juan Martinez Mdjica)
3HAMIIOB MOIOHI IJISHKY B 1HINNUX BUIIB OaKTe-
piit i apxeii ta B 2000 p. 3ampornonyBaB 00’eHaTH
ix y poauny mix HazBoro SRSRs (Bix anrii. short
regularly spaced repeats — KoOpoTKi peryisipHo
postarmmoBani osTopn) [11], 4Ky uepes aBa poxn
nepeiiMmenyBaiu Ha CRISPR.

Topmi x,y 2002 p., rpyna Buenux 3 Higepsanmis
Ha youi 3 Pyyn ducen (Ruud Jansen) Bigkpniaa
reru iporeinis Cas, siki GyJiu po3TanioBaHi mOpyd
3 misnkoio CRISPR [12].

A B 2005 p. Bigpasy Tpu HOCIIAHUIIBKI TPYIIH
He3aJeKHO OTHA Bi/l OHOI 3’ICyBaIH, 110 MiX T0-
Bropamu CRISPR uacro € mocigoBHOCTI, i/1€H-
tiuHi mocaigosroctsim JTHK BipyciB-6akTepio-
aris i razmin [13—15].

I1i pe3ynbraTé Ta MPUITYTIEHHS TTPO BUKOHAH-
Ha CRISPR ¢dyHK11ii TpoTUBIPYCHOTO 3aXUCTY HE
BUKJIMKAJIM TOJli OCOOJIMBOTO 1HTEPECY.

Bce 3minmsia HaykoBa cTatrTs, 110 BUMILIA B
xypnaii Science B 2007 p. [16]. Ti asropamu 6y
Bueni Ha vosi 3 Dixinom Xopsatom (Philippe
Horvath) 3 kommamnii Danisco (CIITA), sika Bupo-
6sis1€ Bizomi fioryptu Danone (y 2011 p. ii mpu-
nbana kommnanis DuPont 3a $6,3 mupa). Cripasa
B TOMY, 1[0 TIPH BUPOOHMIITBI KHCIOMOJOYHUX
HPOAYKTIB € HebesneKka 3apaskeHHsT MOJOYHO-
Kucanx Oakrepiit Bipycamu-6akrepiodaramu, o
MOKe MPU3BECTH 10 BeInde3Hux 36uTKiB. Tomy
B Kommanii Danisco Bupinmmin Bi,ZIi6paTI/I IS
BUPOOHMIITBA KJIOHU MOJIOYHOKUCAUX OaKTepiii,
CTIKUX 710 Bipycy. A OCKiJIbKU KOMIIAHisi BUKO-
pucroByBasa CRISPR mms knacudikarii cBoix
KOMEPUITHUX HITaMiB, TO BUYEHI O/pa3y IOMIiTH-
au, mo B ginankax CRISPR Bigibpanux KJIoHIB
3'aBiscsa HOBI creiicepu, ski GyaM TOTOMKHI
JJITHKAM  BipycHoro reHomy. Toai aocJinHu-
KU MITYYHO BCTaBUJIN CIIEHcep 3 MOCJIiIOBHICTIO
JTHK Bipycy B ainsiaky CRISPR 6akrepii, 1m0 oj-
pasy sk 3pobuIo ii CTifiKOIO 10 BipycCy.

Y 2007-2008 pp. 6yJ10 BiIKPUTO BasKJIMBI jie-
tami Mexanizmy pobotn CRISPR. Ipyma mig ke-
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Mexanism gii cucremu CRISPR/Cas9, sikuii mo3Bosisie
BUKOPUCTOBYBaTH ii st penaryBanus renomuoi [JHK
(amanrroBano 3a www.labiotech.eu)

piBauirrBoMm /[xkona Ban gep Oocra (John van
der Oost), Hanmpukiam, Mokasajia, IO 3aXHCT
CRISPR peamnisyerbea depes mani PHK [17].
Jlyuiano Mappadini (Luciano A. Maraffinni) Ta
Epik Conrreiimep (Erik J. Sontheimer) 3 ITiBHiu-
Ho-3axiznoro yHiBepcutery B EBancroni (CIITA)
noBenu, 1o cuctema CRISPR cnpsmoBana Ha
pospizanug /JIHK [18]. Bornu mepmmmu BHcIO-
BUJIU TyMKY TIPO MOSKJIWBICTh BUKOPUCTAHHSI
CRISPR nng peparyBaHHS T€HOMY B reTepOJiO-
FYHUX cUCTeMax i HaBiTh MOAJM 3agBKY Ha Ia-
TEHT, aJie Yepe3 HeIOCTaTHICTh eKCTIePIMEHTATb-
HOTO MiATBEPAKEHHS BPEIITi-PEIT BiIMOBUINCST
Bix HporO [19].

3TOIOM CTaJI0 BiZIOMO, IO JJIT BUKOHAH-
Ha saxuchoi ¢ysknii CRISPR HeoOxinna B3a-
eMoig 3 6ararbMma nporeinamu Cas, OHi 3 IKHX
3B’s13y10ThCs 3 Masmumu PHK, inmi — posmizna-
1ote /IHK Bipycy, a TpeTi — pospizaiors ii. Ogaax
EmManyens IllapmenTbe, sika ToAi mpaiioBaia B
Yuisepcuteti Ymeo (IlIBeris), BusBuia pisHO-
suy cuctemu CRISPR, axkuii 11 mOBHOIIIHHOTO
3axXMCTy TOTPeOyBaB JIMIIE OAHOTO Jy/Ke BEJH-
koro npoteiny Cas — Cas9. ¥V 1eit uac /l:xeHHi-
dep Aynua 3 KamidopHiiicbkoro yHiBepcuTeTy B
Bepxni gocaimxyBana GyHKITIOHYBAHHS CUCTEMU
CRISPR 3i cTpyKTypHOI TOUKH 30DY.
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E. Hlapnentoe i /. lynana noznaitomunncs
y 2011 p. na koundepentiii B [Iyepto-Puko. Born
3yCTpijsinics B Kade i IMi1 yac MPOTyJISHKU MiCTOM
AOMOBHUIIHCS TIpo criBpobitTauiTBo. [k, [lynna,
3alikaBuBICch TpoteinoM Cas9, Hamaramacs
BigrBoputt poboty cucremu CRISPR/Cas9 y
pobipii, ane 6esycmimno. Toro s poky E. Ilap-
nmenThe Biakpmaa tracrPHK, mo Bimirpae Bu-
pimanbny posb y CRISPR-onocepenkosanomy
3axucTi Bix BipyciB [6]. [licsst momaBanHs 10 mpo-
6ipku tracrPHK [Ix. [lyani Hapemri Baaiocs
nomortucst posmterienns JTHK 3a pormomororo
cucrtemu CRISPR/Cas9. ¥ 2012 p. Maprin [lxi-
Hek (Martin Jinek) 3 rpymu Txennicdep dymuu
o6’ennas tracrPHK i crPHK B oxny eauny mouste-
kyay sgPHK (Bix anra. single-guide RNA — ezu-
na PHK-rix) i cTBOpuB BEKTOpP /I KJIOHYBaH-
g 1iei PHK. Buasuiocs, 1mo tTaka cuHTeTHYHA
sgPHK xopekTHO mpaiiioe B KJIITHHI Y KOMILJIEKCI
3 mporeinom Cas9. Tozxi sk Haykosi rpynu Emma-
nyespb [lapnentoe i sxennicdep dynau omy6uri-
KyBanu ctarTio B Science [20], B gaKkiii onucanu
crioci6 Bukopuctanusi cucremu CRISPR/Cas9
JUis pospisanisa obpanux gociaigaukom JIHK-
«MillleHel» y KJIITHHI Ta B €KCIIEPUMEHTAX 72 0il10
1 TPOAEMOHCTPYBAINU MOKJIUBICTD TAKOTO IIifI-
xomy. Maiike 0JIHOYaCHO 3 HUMH TIOAIOHY cTat-
TIO OMmy06JIiKyBajia TpyTa JMTOBCHKOTO GioXiMika
Biprinitoca IIukmnica (Virginijus Siksnys) 3
IuctutyTy GiotexHosorii BisbHIOCHKOTO yHIBEP-
curetry [21]. LikaBo, mo B. Illukminic oTpuman
pesyJIbTaT paHiiie, ajie Horo omyo6/IiKyBaHHs 0YJI0
3aTpUMaHO Ha IiB POKY 4Yepes Oe3ImicTaBHe Bij-
xuteHHs craTTi xkypHasom Cell.

Ha mowatky 2013 p. rpymu /[Ixxopmxka Uepua
(George Church) [22] i itoro KomummHbOro ac-
nipanta Mena Yxana (Feng Zhang) [23] 3 In-
cturyty Bpoyn (Broad Institute of MIT and
Harvard) y Kem6pumxi (mrar Maccauycerc)
nokazanu, mo mrydyHa crPHK i mporein Cas9
MOBHOIIIHHO (DYHKIIIOHYIOTh Y KJIITHHAX BUIUX
oprauiamiB. [IpakTuuno BogHOYac ePeKTUBHICT
TAKOTO TiAX0Ay OyJIO MiATBEP/IKEHO BYCHUMHU 3
[TiBnennoi Kopei B excrieppuMeHTax i3 KyJbTypoOto
kmitTun gonuan [24]. Ozppasy Tmicas 1boTo Bci
3a0ysi 1po 1pobaeMu GakTepiil B X HempocTiit
60poThOi 3 Bipycamu. 31aBanocs, o HayKOBi Ta
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IPOMAJICHKI BUJAHHS «BUOYXHYJIM» ITyOJiKallis-
MU BUKJITIOUYHO Ha ofnHy Temy: ipo CRISPR/Cas9
K (DaHTACTUIHWI IHCTPYMEHT JIJIs1 PelaryBaHHs
reHOMiB BUIIMX OPraHi3miB.

Binkputta CRISPR/Cas9 3umnnmo cnpas-
JKHIN akloTask, ajiKe 111 TeXHOJIOTIS BUSBUJIACS
Habarato KpaIoi 3a TOTEPeHi METOIN TeHHOT
imkenepii. Panimie, mo6 creopuru MO, norpi6-
HO GYyJI0 TPOBECTH [Iy’Ke KOTITKY i TPUBATY pobo-
Ty, BIIKAJAIOUM 3HAUHY KIUJIBbKICTh HEBIAIUX Ba-
pianTiB. Texnomoris CRISPR/Cas9 zanpomony-
BaJsia TPOCTHil croci6 BOYIOBYBATH TeH-BCTaBKY
B nieBHy nocaizoBricTh JJHK i mama MoxIUBICTD
MpalioBaTh B KIITHHAX yCiX opraHisMmiB Bix 6ak-
tepitt 1o ccasiiB. Cuctremy CRISPR/Cas9 mox-
Ha BUKOPUCTOBYBATH He JIMIIE B MPOOIpI, sIK
pecTpuKTasi, a it 6e3nocepesHbo B JKUBIH KIiTH-
Hi. MoKHa OJHOYACHO pelaryBaTh HEOOMEKEeHY
KiZTbKICTh TeHIB Y TEHOMI, a TAKOK BBOJIUTU KOM-
IIOHEHTHU CUCTEMU He TiJIbKU B OKPEMi KJIITHHHU, a
il y pisHi TKaHIHE a60 Bech OpraHisM.

3BUYANHO, € IHII IHCTPYMEHTH JJIS pefary-
BaHHS T€HOMY, a caMe: MeraHyKJIea3u, TeHHO-iH-
skernepui mporeinn TALEN (ma ocHoBi momeny
edeKTopy, MOAIOGHOTOo 0 aKTHBAaTOPa TPAHCKPUTI-
mii — TALE) i Hyk7neasn 3 «<IMHKOBUMU TaJbIIA-
Mu» ZFN (110 MICTSTH IOMEH eyKapiOTUYHOTO
dakTopa Tpamnckpumniiii). IIpore 3acTocyBamms
IIUX CUCTEM M7 pefaTyBaHHSI TEHOMY BUMAarae
CTBOPEHHSI OKPEMOTO IITYYHOTO TPOTEIHY st
koxknoi mwoBoi JIHK-mimreni. Ha BigMminy Bix
nux, cuctema CRISPR BukopmcroBye yHiBep-
canpuuii nporein Cas9, a 3MiHIOBaTH HEOOXIIHO
qutie sgPHK. Tle wabararo mpocriiire i gelesiiie,
ockinbku Oyab-saxi PHK MoskHa Jierko cunTesy-
Baru. [lle oxnieto mepesaroto cuctemu CRISPR/
Cas9 € moxxuBicTh 3acTocyBanH ii 1o PHK, 1o
Hajae OLIBII THYYKI MOKJIMBOCTI AJIsI BIUIUBY Ha
GioxiMiuHi TIpoIIecH B KJIITHHI.

YeBigoMuBIm GesszarepeydHi repeBaru
CRISPR/Cas9, BYeHi BCbOTO CBIiTY KHHYJIHCS
BUKOPUCTOBYBAaTU TEXHOJOTIIO /I pelaryBaH-
HST TEHOMIB BipyciB, GakTepiii, pOCIWH 1 TBAPHH.
Bigkpunucsa npakTudHo Ge3MeKHi IIepPCIeKTUBY
crBopenrst TMO st 6oporbbu 3 XBOpoGamu,
MOJITIIIEHHS TTOPiJ] CiIbCHbKOTOCIIOAPChKUX TBa-
PUH i COPTIB POCJIMH, CTBOPEHHSI MOJeJel s
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BUBYEHHS TEHETUIHUX 3aXBOPIOBAHD JIOAMHU Ta
TBApWH, TECTYBAHHS HOBUX METO/IIB JIIKYBaHHS i
HABITh CTBOPEHHS JOMAIIHIX YJIIOOIEHIiB.

Texmomorist CRISPR/Cas9 saatna migBuiiu-
T edEeKTUBHICTh CiTBCHKOTO TOCHOAAPCTBA Ta
JIOTIOMOITH TIPOTOJIyBAaTH 3POCTatoue HaceJeHHs
TJIAHETH, 3MEHIIUBINA TIPU I1[bOMY HETaTHUBHUI
BILTUB JIIOJWHN HA HABKOJIUIITHE CEPEIOBUTIIE. 3a
OCTaHH1 4YOTUPU POKU MiHICTEPCTBO CiJIbCHKOTO
rocniogapcta CIIIA mamo mo3Bin Ha BuUpomTy-
BaHHS IIeCTH OPTaHi3MiB, MOAN(DIKOBAHNX 3a JI0-
nomoroo CRISPR, 3okpema medepuilp cagoBux
(Agaricus bisporus), siki 1mosbaBiieHi 3MaTHOCTI
TEMHIIIATH TPU MEXaHIYHUX YIIKO/KEHHSX 1
BTpavyaTl TOBAPHUI BUTJIA, PUXKIIO TTOCIBHOTO
(Camelina sativa) — oJiitHOI KyJIBTYpH, 10 Mic-
TUTH OisibIle oMera-3 KUPHUX KHCJOT, a TaKOXK
cTiffkoro 10 mocyxu copty coi [25]. Jocmignu-
KU IJIAHYIOTh BHPOIIYBATH Kypel, M'SCO SKHUX
He BUKJUKAE ajieprii y JIOAWHU, BITHOBUTH YU-
CeJIbHICTh MeJOHOCHUX OJIKIJ, SKi TOTepIaTh
y BCBOMY CBITi Bijl XBOPOO Ta mapasuTiB, a TAKOK
3actocyBatu CRISPR n7s koHTposio cTaTi Ccifb-
CBbKOTOCTIOZIAPChKUX TBapuH. OJHAK, OCKiIbKU
npu penarysani reromy CRISPR moxe 3minto-
BaTH HEIliJTbOBI TeHW, BUCTOBIIOETHCS PUTTYTIIEH-
Hsl, 110 11€ MOXKe BIJIMHYTH Ha 3/I0POB’ST TBAPHH,
Ha CKJIQJI M'sica Ta MOJIOKa. ToMy TTOKM 1O CIo-
JKUBadi BUMaraioTh 06epe;KHOCTI Y 3aCTOCYBaHHI
HOBUX TEXHOJIOTIN JIJIs TBapHH, SIKi € JXKEPeJIoM
MIPOIYKTiB XapuyBaHHs [ 26].

MosxuBicTh Mommdikarlii TeHOMIB e€K30THUY-
HUX | MAJIOBUBYEHUX TBAPUH CIIPUYUHUIIA «XBU-
JIIO» MacOBOTO CTBOPEHHSI HOBUX MOJIETbHUX
oprauizmi. Y 6epesni 2019 p. 3a momomMoroio
CRISPR 6yJ10 CTBOPEHO MHEPIIy FeHETUIHO MO-
nudikoBaHy penTuiiio — KOPUYHEBOTO aHOJica
(Anolis sagrei) [27]. Texnomnoriss CRISPR cranma
MIHHAM iHCTPYMEHTOM (hyHAaMEHTAThHUX TOCTi-
JUKEHD, SIKUHI JTI03BOJISIE «BUMUKATUY» IIE€BHI TeHU
Ta BCTAHOBJIIOBATHU iX 6i0IOTIUHY (DYHKILIO B Op-
raHi3mi.

IHakTuByBaTn TeH 6e3 HOro MOMIKOIKEHHS
MoxkHa 3a jgornomoroio CRISPR-intepdepeniii
(CRISPRIi). Ilpm 3actocyBamnmi IIbOTO METOMY
mytanTHuii mporein dCas9, B sikoro He (yHKIIi-
OHYIOTH 0OU/IBA HYKJIEa3HUX IIEHTPH, 3B’ 3y ETHCSI
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3 JIHK-mimennio i 3aBaskae mpocyBanuio PHK-
moyiMepasu, IO TPUBOAUTH [0 TPUITHEHHST
TpaHckpuniiii [28].

dAxmo no nporeiny dCas9 <«npus’sgzatu» 10-
MeH (hakTopa TPaAaHCKPUIIIi, SKUH miABUIILy€E ab0
3HUIKYE aKTUBHICTD I'eHiB, MOJKHA GE3110CepeIHbO
BILIMBATH Ha (YHKIIOHYBaHHS TeHiB i pobory
BCbOIO OpraHisMmy. Pery/oBaTi aKTUBHICTb €KC-
mpecii TeHIB MOJKHA TaKOK, BIJIUBAIOYM HA €Ili-
TeHOMHI Tipoltecu (HAIPUKIa/l, Ha METUTIOBAHHS
JHK un anermmoBanus rictonis). Jmsa 1poro
MO’KHA BUKOPUCTATH TTYYHI IPOTEiHH, K1 CKIa-
natorbest 3 dCas9ia KaTamiTHYHOTO IOMEHY BijIo-
Binnoro ensumy (/HK-metnarpancdepasu um
aretunTpancdepasn ricronis) [29]. Mimennio
cucremut CRISPR/Cas9 mokyTh 6yTH TaKOXK /10~
Bri Hexonyioui PHK (IncRNA) abo enxancephi
PHK (eRNA), gKi perymioioTh eKCIIpeciio TeHiB
i emirenernuni mpotiecu [30]. Ile myske BaskamBO
st rocaripkennst pyukiinn peryasropanx PHK
i BCTAHOBJIEHHH X POJIi B IaroreHesi 3aXBOpIo-
BaHb, OCKiJIbKkU Tpu moHax 90 % 3aXBOpIOBaHb,
MOB’SI3aHUX 3 OMUHUYHOIO HYKJIEOTUIHOIO 3aMi-
HOIO, 1151 3aMiHa BiZOYBAE€ThCA B HEKOAYIOUUX JIi-
agukax JIHK [31]. A nmpueanasmm 10 mpoTteiny
dCas9 duayopectientruii nporein GFP, moxHa
MMO3HAUUTU TIEBHY MIJSTHKY B XPOMOCOMI KMBOI
KJIITUHU 1 CIIOCTEPITaTH 32 HElo Tij] MiKPOCKOIIOM
MPOTSTOM KJIITHHHOTO IUKJIY ab0 Bi3yaJbHO BU-
3HAuYaTH OBXUHY Tesomep [32].

V¥ 2019 p. 6yno cropeno Giocerncop CRISPR-
Chip na ocHOBi yubrpauyTimBoro rpadeHy Ta
cuctemu CRISPR/Cas9, axuit mo3BoJisge mpoTs-
roMm 15 xB Bugsiatu nesni nocaigosuocti JHK
6e3 ii amruridikanii 3 yyrausictio 1,7 fM (1,7 x
x 10715 moumb) [33]. Iloai6ui 6iocencopu, 1O BU-
KOPHUCTOBYIOTh pi3Hi TuM eH3umy Cas, MOXKYTb
6yTI/I HalliJIeHi Ha BUSBJIEHHS CIeNU(pITHUX I10-
cimoBHOCTEN B 0HO- 260 nBomaniiorosii JJHK i
PHK 306yaHuKiB iHbeKIIHHIX 3aXBOpoBaHb. Taka
cucTeMa, HalpuKJIa/, 3/[aTHA BU3HAYATH KiJIbKiCTh
PHK xkoponasipycy, itoro tun (SARS-CoV a6o
SARS-CoV-2) i HaBiTh nudepeHIioBaTl OKpeMi
saminn y PHK [34]. Otke, ik 6aurMo, MOKJIU-
Bocti cucremu CRISPR/Cas9 He o06MexyOTDH-
Cs JUTIe PO3PI3aHHSAM TEBHUX IOCJIOBHOCTEH
JHK. IIg cuctema € yHiBepCcaJTbHUM MEXaHi3MOM
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JIOCTaBKK OY/b-SIKUX MOJIEKYJ Y OyIb-SIKYy «TOY-
Ky» T€HOMY, 1110 BiIKpUBAE (DaHTACTUYHI MOXKIIN-
BOCTI JIJTs1 MEAINTIUHY Ta (hyH/ITAMEHTATHbHOI HAYKH.

Y ciuni 2014 p. 3a I0OTOMOTOI0 CHCTEMHU
CRISPR/Cas9 xnraiicbki BueHi mMomudixyBaan
renoM makak [35]. [Micas ycmixy 3 maBmamu Bei
3pO3yMiJu, 10 HacTaja depra jogunau. Crpas-
I, Ty>Ke 3aMaHJINBO, BUIIPABUBIITN BCHOTO OIHY
Hykseotnny ocHosBy B JIHK, sBisbHutH J10-
IVHY BiJl BasKKOI CIIaJKOBOI XBOpPOOM, HaIpH-
kan reModimii. OmHak HeBiZOMO, SIK Bifpearye
OprafisM JIOJIMHN Ha BTPy4YaHHS B reHOM. Tomy
MOJKJIUBICTD Pe/laryBaHHs T'eHiB JIIOAUHU OPa3y
HOPYIINIa HU3KY ETHYHUX MPoOJeM, 0COBIMBO
TOCTPUX Yy BUMAJKY pelaryBaHHs TeHiB eMOpio-
Hy monunan. »xernHidep [lynna ta iHmm mnposiz-
Hi BUEHI HEOTHOPA30BO 3asIBJISLIN TIPO HeOE3TeKy
6e3ymMHOTO BUKopucTatnis textosorii CRISPR/
Cas9 i 3akIUKaIM 10 MOPATOPIO Ha KJIiHIUHI eKC-
MePUMEHTH 3 TeHeTHYHO1 MoaudiKallii JIOAUHN
JIOTH, JIOKK He OYy/IyTh 3pO3yMiJjii HACJIIKH i BBe-
neni mpasunia [36]. Amke TpocTOTa TEXHOOTIT 1
nocrynHicth y CIIIA peakTusiB 174 ii peasiza-
il a7 MOKJIMBICTH GioxakepaM 3ifiCHIOBATH
BTPYYAHHS B TEHOM JKUBUX OPTaHi3MiB y JOMalll-
HIX yMOBax, HaBiTh 0e3 CIeIiaJbHIX HABUYOK i
obsasHanHst. [IpoTe eKCrepTHUN KOHCYJIbTaTHB-
uuii komiter BOO3 Ha cBoeMy 3acifiandi B cepri-
ui 2019 p. oMuHyB TUTAHHSA PO MOPATOPiii, X0Ua
i cTBOpUB rI06ATBHMIT PEECTD AJIsI BiACTEKEHHS
BCiX BU/IIB IOCJI/IKEHD 3 pelaryBaHHS TeHiB JIo-
JIMHY 1 3aITPOTIOHYBAB KOHCYJIBTALIII 111010 YIIPaB-
JIIHHA TaKUMU TexXHosoriamMu [37].

HesBakatoun Ha 3aKJIMKH 10 3a00POHU €KC-
MEPUMENTIB 3 TeHeTUIHOoi Moxambikaiii Jomau-
uu, 14 xBitHs 2015 p. B xypuani Protein&Cell
3’aBUJIacda CTaTTd KUTANChbKUX FeHETUKIB I Ke-
piBauITBOoM lI3tonbI310 Xyana (Junjiu Huang) 3
VYuisepcutery Cynp Atcena B [yanwxkoy, B sAKii
OIIMCYBABCSI €KCIIEPUMEHT 3 BUKOPUCTAHHS CHC-
temun CRISPR/Cas9 nns pemaryBaHHSI TeHOMY
Jojicbkoro eM6piony [38]. Meroio po6otu 6yJio
BUIIPABJIEHHS MYTallil B OMHOMY 3 T€HiB T€éMOTJIO-
6iHy, sika TIPU3BOIUTH 10 XBOPOOM KPOBi — OeTa-
tanacewmii. Ile Oysia nepira B icropii cripoba reme-
TUYHO MOAUGIKyBaTH JIoANHY. B pesyasrati 3 86
3aIlITHEHUX SIATEKIITHH MyTallist Oysa BUIIPaB-
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JieHa sanie B 4 emGpionax (e npubiamusHo 5 %).
Kpim Toro, B ycix kiiTuHax eMOPiOHiB 3'ssBUIACS
3HAYHA KIJIbKICTh HOBUX MYTAIlill B iHIIUX TeHax
y pesyJibTaTi Hecrrenndiunoi B3aemosii crPHK 3
inmuMu noxibnnMu nocaigosHoctamu JHK, a
TaKOX BHACJIIOK TTOMWJIOK €H3WMIB perapartii.
Taki pesysbraT BUKJINKAIN HeOe3IiAcTaBHi To-
6oroBanus, 1o cuctemy CRISPR/Cas9 Bsarai
HIKOJIM He MOKHa Oyjie BUKOPHCTOBYBATH LISt
€KCIIEPUMEHTIB Ha JIIO/IUHI.

g migsumenns Ttounocti CRISPR/Cas9
npononysaiu pisHi igei. Hanpuxoiam, 6y/io oTpu-
MaHo Cas9-nikazy — MoaudikoBaHuil MpoTein
Cas9, y gKoro mparioe Jifiine OJMH HYKJIea3Hui
HEHTP, i TOMy BiH POOUTH JIWIIE OIHOJAHIIIOIOBI
pospizu [IHK. BukopucroByoun aBi Taki Hika-
3u 3 pisanmu sgPHK, MoskHa 3HAUHO T ABUIUTH
tounictb pospizanus [JHK y norpibrnomy micri
[39]. ¥V cepuni 2017 p. Gyso ony6ikoBano oOHa-
JUIAIUBI pe3yJIbTaTH AOCiKEHb, TTPOBEICHUX ITi/]
kepiBauirreoM [lyxpara Mitaminosa (Shoukhrat
Mitalipov), BizoMoro cBOIMHU YCIHIIHUME €KCITe-
PUMEHTAMU 3 KJIOHYBAHHS MPUMATIB 1 JIOIUHU.
Buamocs 36inpmmTu 10 72,4 % Buxin eMOpioHiB
3 BUTIpaByeHoio MyTartieio rena MYBPC3, o Bu-
KJIUKAE TinepTpodivHy KapAioMionaTiio — CIaj-
KOBE 3aXBOPIOBAHHST CePIst, O€3 TOSIBU THIINX MY-
tartiit [40].

Y muctomami 2018 p. KuTalicbKUil AOCHTITHUK
Xe IIzsupkyit (He Jiankui) 3 ITiBgeHHOTO yHI-
BepcuTeTy Hayku i TexHiku y Ilenbukeni Hecto-
JliBaHO 3as1BUB, 110 BiH CTBOPUB IePIIUX Y CBIiTi
reHeTUYHO BiJIpelaroBaHuX JiTeil — aiByar-0113-
HiokiB Jlynmy i Hany, gki He 31aTHI 3apasuTucs
Bipycom imynozpedinuty miogunu (BIJI) depes
mougikamio rena CCR5. Y 2019 p. B pamkax
IIbOTO TIPOEKTY HAPOJUJIACA IIe OfiHa MOAUMDIKO-
BaHa auTHHA. [i 3a5BU CIIPOBOKYBAJIM CKaHAAJ i
noJineiicbke posciigysanis B Kurai ta o0ypeH-
HS CBITOBOI HayKoBoi rpomazachkkocTi [41]. Ha
sakputomy cyai Xe I3ssabkyit 6ys0 3acysKeHO
JI0 TPhOX POKIB yB'sI3HEeHHs Ta omTpachoBaHO Ha
3 mun 1oaniB ($430 THc) 3a mpoBeneHHs «He3a-
KOHHOI MEIMYHOI TIPAKTUKN . Moro kosern Yskan
Penni (Zhang Renli) Ta Iline IIzinpwkoy (Qin
Jinzhou) orpumasnu BigmosigHo 24 ta 18 micaris
yMoBHO. Bci Tpoe BU3HaIM CBOIO TPOBUHY, IM J10-
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BIYHO 3a00POHMJIM OpaTH y4acTh Yy JOCJIiIKEH-
HSIX, [TOB’SI3aHUX 3 PENPOYKTUBHOIO MEIUITUHOIO
[42]. o peui, Xe [[3sanbKYyii 3i3HaBCH, 1110 cripoba
penaryBaHHs BUSIBUIACI He AysKe BAAIOIO: CHUC-
TeMa pellaryBaHHSI BHECTA MYTallifo, aje He Ty, Ha
siky ouikysasn. 11[o 3apa3 BiOyBa€eThcst 3 MOJU-
dikoBanuMM 1iTHMU, HEBioMO — Biaga Kuraio ix
TIPUXOBYE.

Y 2019 p. 1me ABOE BUEHUX 3aIBUJIM TIPO HaMi-
PU CTBOPUTHU HEMOBJIST 3 PEIATOBAHNMY T€HAMMU:
Jlenuc PeGpukoB 3 Pociiicbkoro HaiioHaJabHOTO
nocaimauitbkoro yaiBepcutety iM. M.I. [Iuporo-
Ba B Mocksi i /I:xanniepo Ilanepmo (Gianpiero
D. Palermo) 3 Hpio-Mopka. HeBizomo, Hackinbku
i IJ1aHy OJIM3BKI 10 BTLJIEHHS, ajle TakKi 3asBU €
HOMEPE/KEHHSIM, 110 HAHOJMKIMM 4acoM 3Ha-
WIyThCs T 1HII JIIO/N, SIKi HaMaraTUMyThCS BBeC-
TU B T€HOM JIIOJIMHU 3MiHU, 3/[aTHI yCIaIKOBYyBa-
THCs MaiiOyTHIME TIoOKOTiHHSAME |37, 43]. Buewi,
SIKI TOTOBI CTBOPIOBATH JIiTEH 3 PelaroBaHUMM Te-
HaMM, MOJKJIMBO, MPIiIOTh MOKPAIUTH CBIT, 10306a-
BUTH JIIOJACTBO BiJ HeGE3MEYHMX 3aXBOPIOBAHb.
OjiHak BHeceHi MyTallii, o30aBJIsiioYn Bijt OHI€T
Hebe3IeKr, MOKYTh HapasKaTh OpraHiaM Ha iHmi
yepe3 OararopyHKIIOHAJIBHICTD OILIBIIOCTI Te-
HIB, IKa y pa3i MyTallii FeHa IPUBOIUTH /10 3MIHI
IiJIOTO KOMILJIEKCY O3HaK, He 3aBKiau OGakaHuX i
KOPUCHWX.

Tomy Bueni 3ocepeuancs Ha IHITUX TTEPCIIEK-
TUBHUX HalpgMaX 3aCTOCYBAaHHS TEXHOJIOTII
CRISPR/Cas9, Takux sk pemaryBaHHS TEHOMY
Gakrepiil abo APIK/IKIB 3 METOIO CUHTE3y abCco-
JIIOTHO HOBUX PEUYOBUH, CTBOPEHHSI TBAPUHHUX
MojieJiell 3aXBOPIOBaHb JII0AnHHU, 6opoThOa 3 aH-
THOI0TUKOPE3UCTEHTHICTIO MiKPOOPraHi3MiB,
3HEITKO/KeHHST KOMaxX-TIKiTHUKIB 1 TepeHOCHN-
KiB iH(eKiil, Bupimenss npobaeMu HecTadi J0-
HOPCBKUX OPTaHiB /IJIs TPaHCIJIAHTAIlll, 3aXUCTY
Bijl HeOe3MeUHNX BipyCiB, JiKyBaHHsS OHKOJIOTIY-
HUX 3aXBOPIOBaHb TOIIIO.

ExcriepumenTasbHO TiATBEPKEHO, IO CUCTe-
My CRISPR/Cas9 moskHa yCIIHO 3aCTOCOBY-
BaTU JIJIsI PyWHYBaHHS TeHiB €H3MMIB, 10 3a6e3-
HEeYyIOTh CTIRKICTh GakTepiil 0 Aii aHTHOIOTUKIB
[44]. HasiTh orpumano 6akrepiodaru, mo Bubip-
KOBO 3HEIIKO/KYIOTh GakTepii, CTiliKi 10 aHTHGI-
otukiB [45]. BiorexHosoriuna kommanis Oxitec
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(Bemmka bpwuranis) sBukopucroBye CRISPR/
Cas9 st cTBOpeHHST TeHHO-MOAM(IKOBAHUX KO-
MaX, SIKi TicJig CrapioBaHHS 31 CBOIMU JMKUMU
poAnYaMK CIPUYMHSAIOTh 3arubeb YacTUHU 1X-
HiX Ham@aakis. Y xoBtHi 2019 p. y M. Ingasryba
(Bpaswuiist) 6ysi0 YCHINTHO MPOBEIEHO BHITPO-
OGyBaHHsT MOAM(DIKOBAHUX KOMapiB, CTBOPEHHX
1Uist 6OPOTHOM 3 JIMXOMAHKOIO JIeHTe Ta IHIINMUI
3aXBOPIOBAaHHSIMM, a TaKOK MOAN(IKOBAHUX Jlia-
MaHTOBUX MOJIEH, SKi € IKIITHUKaMU Pi3HUX BU-
1B KarycTh [46].

Y cepmui 2017 p. rpyna BUeHMX il KePiBHU-
urBoM [Ixxopmka Yepua 3 TapBapacbkoro yHiBep-
CUTETY ONPWJIIOHWIIA TPUTOJOMIIINBI PE3yJTh-
TaTH JIOCTI/KEHb 3 KJIOHYBaHHS T€HHO-MOAN(I-
koBanmx 3a gponomoroio CRISPR/Cas9 cBumneii,
y SKUX TIOBHICTIO iHakTuBOBaHO Bipycu PERV.
InakTuBallig MX BipycCiB BiIKPUBAE MOKJIMBOCTI
BUKOPUCTAHHS /I TPAHCIIAHTAIL JIIOASIM Op-
TaHiB CBUHEH, IKi MAIOTh IITYYHO CTBOPEHI i/1eH-
TUYHI TIEBHIM JIIOJAWHI TpaHCIIAaHTAIliiHI aHTH-
renu [47]. ocainauku 3 Yuisepeutery Anabamu
(CHIA) BukopucTaayn pefaryBaHHs TeHIB Ta KJIO-
HYBaHHsI JI7IsI CTBOPEHHST CBUHET Oe3 creridiaHmx
BYTJICBOJIIB Ha TOBEPXHi ixHiX opranis. Babyimu,
SIKUM OYJT0 TIePeca/KeHO CepIist Ta HUPKH BiJl 1IIX
cBUHEH, poskun Gisbiire poky [48]. [Toexnasum
texnosioriio CRISPR/Cas9 i antuperposipyciy
Tepariio TpuBasoi i, B mumnai 2019 p. Gyso mo-
BHicTio Bugaaero BLJI 3 T-kimitun 30 % TpaHcreH-
HUX «T'yMaHi30BaHMX» MUIIIEH, aKi 6yau mormepe-
nubo indikoBani BIJI. Tlicast BunipoOyBanmst 1€l
MeTonuky Ha MaBmax y 2020 p. samianoBaHo 1mep-
11i BUIIpoOyBaHHsI 3a ydacTi Jozeit [49].

Cucrema CRISPR/Cas9 € takox 1iHHUM iH-
CTPYMEHTOM /IJII CTBOPEHHS BipyCiB 3 TIeBHUMU
BJIACTUBOCTSIMH, HAITPUKJIajl OcJaabIeHuX BipyciB
JUIS BaKIMH abo oHKoJiTHYHUX BipyciB [50]. 3a
JIOTIOMOTOIO T[i€] CHCTEMU MOKHA BIOCKOHAJH-
TU IMyHOTEpAaNeBTUYHI MiAXOAN [0 JiKyBaHHSI
paKy, 30KpeMa CTBOPUTU TE€HHO-MO/U(iKOBa-
Hi T-KJITHHM 3 XMUMEPHUMHU AHTUTEHHUMH pe-
nentopamu (CAR-T), 10 ckmamy SKUX BXOAUTH
scFv-aHTUTIJIO TIPOTH TIEBHOTO aHTUTEHA PaKo-
Bux kiitun. Tak, y 2017 p. FDA cxBanuio mpe-
napar Kymriah (Tisagenlecleucel) Bupo6uuirsa
Novartis (IlIBefiniapist), IKuil yCHIMIHO JiKy€
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B-xkpitunny mimpomy 3a gomomororo T-xiiTum 3
XUMEPHUMH perieniTopamu 1poTu anturera CD19
[51]. 3apa3 mOCHiKYIOTHCS Ta TPOXOAATH KITi-
Hivni BunpoOyBans moHaa 300 pisHux BapiaHTis
teparii CAR-T. ITo3a tim, Texnonoriss CRISPR/
Cas9 BisikpuBa€ peasibHi MOXKJIMBOCTI YCYHEHHS
MyTallilf, 0 CHPUYMUHSAIOThL OHKOJIOTIUHI 3aXBO-
proBaHHs [52].

HafinpocTtimum BapiaHTOM 719 3aCTOCYBaHHS
CRISPR/Cas9 y mpakTuaHiit MeIUIUHI JJIsT JTi-
KYBaHHS CITAIKOBUX 3aXBOPIOBAHbB, CIPUUMHEHNX
ONIMHUYHOIO MYTAIlI€I0 B MIEBHOMY T€Hi, € 3aXBO-
PIOBaHHSI KPOBI, /IJIsT SKUX TEXHOJIOTIl KJIITHHHOI
Teparii Bxke mobpe Bipmpambosaro. Hampukimiri
MUHYJIOTO POKY Tpyma BueHuX 3 Kamidopniii-
CBKOTO yHiBepcuTeTy B Bepkiii mosizomuia mpo
ycrinrae Bukopuctanis CRISPR/Cas9 nist Bu-
[PaBJIEHHST T€HETHYHOI MyTallii B CTOBOYPOBHMX
KJITHHAX TMAIiE€HTIB i3 ceprnonoaiOHOKII THHHOIO
anemiero [53]. He muBHO, 1m0 GioTexHOMOTIUHI
KOMIIaHii BKJIAJIal0Th BCe OiJIbIe i OiJIbIe KOIITiB
y pospobisenns Texuosorii CRISPR/Cas9 i pea-
JI3aIio ifeil momo ii MeAIMYHOTO 32CTOCYBAHHS.

Bueni, gki 3po6uin HallGiIbIIMiT BHECOK Y BU-
naxig Texaosorii CRISPR/Cas9, cranu cmissac-
HOBHUKAMMU TIEPITUX CeMU KOMIIaHil, 0 PO3BU-
BaIOTh 3aCTOCYBAHHS IIi€l TEXHOJOTI] y MeIUYHIii
npakTuli. EMmanyess [IlaprieHThe € criiB3acHOB-
HukoM Box Kommawiii: CRISPR Therapeutics
ta ERS Genomics. [I:xennidep /lyzna € criiBzac-
HOBHUKOM 1'sitii Komnawiit: Caribou Biosciences
(po3pobiisie  TepareBTHYHI MoanudiKoBaHi KJIi-
TuHK Ta Oakrepii kuireunnka), Editas Medicine
(mperrapaty i MoandiKOBaHi KJIITHHU JJIsSI Tepa-
mii), Intellia Therapeutics (miaxomu mo Teparii
paKy, TEHeTMYHUX i aQyTOIMYHHUX 3aXBOPIOBAHD ),
Mammoth Biosciences (miarHocTuuni —TecT-
CUCTEMHW 3 BHUKOPUCTAHHAM HOBHUX IIPOTEIHIB
Cas12-14), Scribe Therapeutics (miaxomu g0 Te-
parrii HelipojiereHepaTUBHUX 3aXBOPIOBaHb, 30-
KpeMa 3 BUKopuctanuaM nporeiny CasX).

lxennidep dyana Gysa sMmyiieHa posipBatu
BizHOoCcuu 3 kommanieio Editas Medicine, ockinb-
ku ii maptaep Men YskaH HecroiBaHO 0(DOPMUB
Ha cebe Ta CBiif iIHCTUTYT MATEHT Ha 3aCTOCYBaHHSI
texnosorii CRISPR/Cas9 y kritnnax eykapioTis
(y Tomy umcai mozeit). Kisbka pokiB TpuBasa cy-
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JIOBa TATAHWHA 32 TIPIOPUTET, SKa KOIITyBaIa 1e-
CSTKH MIJIBHOHIB 10J1apiB, BPEIITi OYJI0 TpUitHs-
TO pillleHHs Ha KopucTbh koMaHaun Jynuna—IIlap-
nentbe |54]. @apmareBTHUHI (hipMu BxKe BKIAIN
y 3a3HaveHi BUIIe cTapran-kommanii monan $300
MJIH. Y pasi oTpuMaHHsI OOHAAINIMBUX PE3YJib-
TaTiB iHBECTUIIii 3POCTYTh, & 3aCTOCYBAHHS Yy Me-
JIMYHII TIPaKTHI 06III€ MIJTbAP/HI TIPUOY TKI.

Tpusanuit vac FDA ne no3Bossiyio mpoBesieH-
Hs 3a (emepanbHi KOIITH KJIIHIYHUX BUIIPOOY-
Banb cuctemu CRISPR/Cas9. Oxnak Ha moyatky
2019 p. maperri 6ys10 OMIIIHHO CXBaJEHO TIPOBE-
JIEHHSI TIEPIIIOTO KJTHIYHOTO BUIIPOOYBAaHHSI CHCTe-
mu CRISPR/Cas9 na mopasax 3a mexxamu Kuraro,
ze moAiOHI BUMPOOYBAHHS MPOBOAATH MPOTATOM
JIBOX OCTaHHIX poKiB. [lporo poky dapmarieBTudHi
kommanii CRISPR Therapeutics i Vertex posmoua-
st BunipobGyBanHs Teparnii CTX001, npusHaueHoi
JUIsT JTiKyBaHHST GeTa-TajaceMii Ta CepromnoaiOHol
aHeMil, 1110 3yMOBJIEHI My TAIli€I0 B OJHOMY TeHi. 1[5
Teparis nepexbadac MoaudiKaiiio cTOBOYPOBUX
KJITUH Iali€EHTa BHECEHHSIM €IUHOI I'eHeTUYHOI
3MiHM, [0 TIPUBeE/E /10 MiABUIIEHHST PiBHS T€MO-
rJI06iHY B epUTPOLUTAX TIIOAY [55].

Y CIIA 3apa3 mpoBoaaTs monan 20 KiiHiv-
HUX BUIPOOYBaHb TepaneBTHYHKUX IpernapaTis
Ha ocHoBi CRISPR 7151 HM3KM 3aXBOpPIOBaHb, 30-
KpeMa PIIKICHUX MOHOTE€HHUX IeMaTOJIOTIYHUX
Ta OYHUX, a TaKOK ITOJITEHHUX OHKOJOTIUHUX
3axBoptoBaib [56]. Cepen cmagkoBux XBOPOO,
3YMOBJIEHUX TOYKOBOIO MYTAIli€I0, yBary BUCHUX
MIPUBEPTAIOTH MEPENYCIM TaKi 3aXBOPIOBAHHS, IK
BpoKeHuil amapos Jlebepa 10 (ypakeHHs ciT-
KiBKHU OKa), CHHIPOM Yiiepa (TJyXoTa 3 MOCTYIIO-
BOIO BTPaToIo 30DPYy), M's130Ba aAucTpodis [lomre-
Ha, MyKOBIicI[1103 (KicTO3HUI (hiOpo3, 1110 Bpaskae
IUXATbHY 1 TPAaBHY CUCTEMN ), NePIlUT TPAHCTH-
petuny (ypaskeHHs iepudepryHoi HepBOBOi CHUC-
TeMM), aMizoizo3 anbda-1 Ta mepBUHHA TiEPOK-
camypisa I tuny (ypaxkenns nupok). OpHax BUCo-
Ka BapTicTh npenapatiB Ha ocHoBi CRISPR moske
CTaTU TIEPEITKOOI0 /IS iX IMTUPOKOTO BUKOPUC-
TaHHSL: Hi iepsKaBHi OI0/KeTH, Hi CTPaxoBi KoMIIa-
Hil He TOTOBI 70 Takux BUTpaT. KpiM Toro, mokn
mo CRISPR/Cas9 mae Hu3Ky HeOJIiKiB, T0J0-
BHUMM 3 SKMX € BeJIMKA KiJbKICTh TTOMUJIOK pe-
naryBaHHs, HeebekTuBHicTh penarysanusa [JHK
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11032 MEKaMM KJITHHU 1 3HAUHUI PO3MIp eH3UMY
Cas9, 1110 yCKIaaHIOE HOTO JOCTABKY B KJIITUHY Ta
3yMOBJIIOE CUJIbHI IMYHOT€HHI BJIAaCTUBOCTI.

Boanouac Hemae JKOJHUX CYMHIBIB, 1110 T€XHO-
gorist CRISPR/Cas9 € pepoutoriiinoro i Ha mel
yekae Besinke MaitoyTHe. 3 Bigkpurtsim CRISPR/
Cas9 3'ausiocd 6e3yiuy MOKJIMBOCTEH IS BU-
pitreHHst HAGOJLINX TIPOGJIEM JIIOJACTBA, 3 AKUMUI
HayKa jioci He Moruia Briopatucst. OjiHak, mob pea-
JIi3yBaTH BCi Ii MOKIMBOCTI IOBHOIO MipoIo, HE00O-
XiZIHO 3POOUTH TEXHOJIOTII0 OE3MEeYHOI0: BUKJIIO-
yuTH BCi MOGIUHI eheKTH, a TAaKOK BIOCKOHAITH
cuctemu goctaBku komroHeHTiB CRISPR/Cas9
1o kiitia. Ko 1ie Oye 3pobuieHo, izest 3actocy-
BarHst CRISPR/Cas9 10 eMOpioHiB JIOAUHK JJIst
1030aBJIeHHS Bifl TSHKKUX 3aXBOPIOBaHb, IMOBIp-
HO, BiKe He Oy/le BUaBaTHUCS TAKOIO CYMHIBHOIO.

[lo pedi, /Ixxennicdep /[lynna BBaxkae, 1mo pena-
TYBaHHSI TEHOMY JIFOZICBKOTO 3apPOJKYy He MOKHA
3abopousaTy nosHicTo. 1110 TexHoJOrIO CIIif ge-
TaJIbHO JIOCJIIIUTH 1 BIOCKOHAIUTH, a 11 KJIIHIYHE
BUKOPHCTAHHS TOTPIOHO OOMEKUTH BUTIAJKAMU
CepUO3HUX TEHETUUYHUX 3aXBOPIOBaHb, KOJU iH-
IIMX BapiaHTIB JIiIKyBaHHS HeMa€. BTiM, Taki BU-
MAJIKU € PIIKICHUMU, aJiKe 3HAYHO ITPOCTiliie 110-
36aBUTUCA TeHeTUYHUX Je(eKTiB He 3a JOIOMO-
TOIO PeJIaryBaHHs TeHOMY, a 3aB/ISKM CKPUHIHTY Ta
BifI60py eMOPIOHIB TiCJIst 31T IHEHHST Y TPoOip-
mi. Ha gymky JIk. J{yaau, GiibIi meperieKTHBHUM
HarpsaMoM po3BuTky TexHosorii CRISPR/Cas9
€ 1l BUKOPUCTAHHS JIJIS PETryJIIOBaHHS eKcIpecii
MIPOTEIHIB 1 KOHTPOIO (DYHKITIONYBAHHSA KITITHH.
Tako:x € 6araTo 1HIITUX MOKJIUBOCTEH 71 3aCTO-
cyBantsg CRISPR/Cas9. ¥V Haiibamxdomy Maii-
G6ytHboMy sabopatopist [k, Jlyanu mianye 1o-
craimpryBatu pyakimionysarasa cuctemu CRISPR
y PI3HUX MIKPOOPTaHi3MiB, a TAKOK MO>KJIUBOCTI
pelaryBaHHsI TEHOMY B MPUPOAHMX MIKPOGHUX
CIIBHOTAX 1 MAHIITYTIOBAHHS TEBHUME MiKPOOa-
mu. Onna 3 11 kommanii — Mammoth Biosciences,
M0 3aiMAETHCST PO3POOJEHHSIM JIiarHOCTHYHIX
tecTiB Ha ocHoBi CRISPR/Cas9, y mmcronani
2020 p. miaHye MPOBECTH BUIPOOYBAHHS TECTY
nist miarnoctuku COVID-19 [57].

Mu 3apa3 mepeskMBaEMO CIJIECK 3aXOTJICHHS
texnosorieio CRISPR/Cas9. IIpotsarom octan-
HiX BOCBMHU POKiB 0omy0rikoBano 6J13bK0 17 THc.
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HAyKOBUX CTaTeil Ha 110 TeMy, BU/IJIEHO MiJIbiiO-
HU JI0JIapiB HA JIOCJIMKEHHS, a KiTbKiCTh CTap-
Tar-KoMITaHii HeBIUHHO 3pocTtae. He auBHO, 1110
ABTOPUTETHUII HAYKOBWH >KypHas Science BHU-
MTYCTUB OTJISA TOCSATHEHb Y TTiHl TaTy3i i Ha3BOTO
The CRISPR Craze («Kpucrep-60xkeBiuisi»)
[58]. Ouikyerbest, 1o y cBiti go 2025 p. Ha pos-
BuTOK TexHosorii CRISPR/Cas9 ta penaryBants
reHOMIB 3a 11 101OMOroro Oyjie BUTPAauYeHO TIOHA
$5,3 mupz [59].

Tomosnoio 3acayroio [xennicdep Aymnu i Em-
Manyenpb lllaprentse € Te, MO BiAKpUTAa HUMU
TexHoJoria peraryBanss renomy CRISPR/Cas9
cTajia MoYyaTKoOM HOBOI €pu B iCTOPIi reHHOI iHKe-
Hepil Ta cTUMYyJIIOBaJIa il MOJAJbUINN PO3BUTOK.
AJKe TIporpec He CTOITh Ha MicCIli: BYeHI Hama-
raioTbcst BAockoHamuTu TexHosorito CRISPR/
Cas9, nmoeguaTy il 3 iHIIMMU MeTojaMu Ta Oe3-
HEepPepBHO IYKAITh HOBI CIIOCOOM peaaryBaHHs
TeHOMY.

OnHuM 3 HanpsAMIB BAOCKOHAJIEHHS TEXHOJIO-
rii cTaB momyk iHmmx mpoteinis Cas, SKi MOXKYTD
BusiButHcs Oinbin epekrnBaumu. Tak, GyJio Bia-
kputo nporeinn ScCas9 [60], CasX i CasY [61],
Cas12a (Cpf1) [62], Cas13 (a, b, ¢, d) [63-65],
Casl4(a, b, ¢) [66], siki MatOTh yHIKaJIbHI BJIaCTH-
BOCTI 1 3/1aTHI 3pOOWTH PefaryBaHHsSI TEHOMY Ha
ocHoBi CRISPR edekruBHimmm i Ge3neyHinmm.
Ili sycuuist mpuBean 10 PO3POOGJEHHS TPHOX
HOBUX METOJIIB Pe/laryBaHHs T€HOMY, B SIKUX BU-
KOPHUCTOBYIOTb TaKi iHCTPYMEHTH, SK TPaHCIIO-
3a31,/peKkoMOiHa3u, PeJaKTOPH OCHOB Ta MpaiiM-
penaxtopu [67].

Tpancrosasu — 11e eH3UMHU, 3/1aTHi 3B’s13yBaTH
oxuonaniorosy JJHK i B6ygoByBartu ii B reHom-
ny JTHK. PexomGinasu — eHsumu, 10 OepyTh
y4acTh y TpollecaX TrOMOJIOTIYHOT peKoMOiHa-
1ii — 0OMiHy TeHeTHYHUM MaTepiaJloM Mixk IBO-
Ma mosekysamu JIHK, mo maioTs romosoriumi
HYKJIEOTUIHI TOCTITOBHOCTI Ta MICTSITh IEBHI
crierudiuni caiitu. BigkpuTTs y neskux opra-
Hi3MiB Tpamcmosa3, acomifioBanux 3 CRISPR, a
TaKOXK 3JIUTTSI TPAHCIO3a3 i PeKoMOiHA3 3 MPo-
teinamu Cas Ta MPOBEIEHHS iX MTYYHOI €BOJIO-
11i1 /I03BOJINJIO BUKOPUCTOBYBATH 111 €H3UMU JIJIS
pefaryBaHHs reHoMiB. Tak, HeloJaBHO IpyIia mijg
kepiBuuiTBoM Mena Yskana BiKpuia HOBY TEX-
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HIKy peflaTyBaHHS TeHiB, JKa 03BOJISIE BCTABJIS-
i rern B JIHK 6e3 11 pospizaHHst 3a 0IIOMOTOI0
CRISPR-acoriifoBanoi TpaHcosasu 3 IiaHoOaK-
tepiit Scytonema hofmanni (ShCAST), mo ckia-
naetbest 3 Tn7-nopibHUX cyOOAMHUID TPAHCIIO3a-
3u Ta ensumy Cas12k [68].

Hocaignuku 3 TapBap/cbKOro yHiBepcUTETY
i kepisauirBoM Jlesiza JIio (David R. Liu) 3a-
MPOIOHYBAJIM HOBUI METOJI PElaryBaHHSI TE€HO-
My — pemarysanns ocHos (base editing), mo mo-
3BOJISIE 3MIHIOBATU HYKJIEOTU/IHY TIOCJIiIOBHICTD
JIHK :KuBUX KJIITHH NIJISTXOM XiMIiYHOTO TTEPETBO-
PEHHs OJIHI€I OCHOBU Ha iHILY, He 3/iIICHIOIYN
nBonanitioropux po3pisis JAHK, sxi yepes mexo-
PEKTHY pemapariiio Mpu3BOIITh 0 TOMUJIOK pe-
JaryBaHHs. B OCHOBI MeTOMY JIEKUTD MOETHAHHS
cucrtemu CRISPR i 3mutux mpoTeinis, 10 cKJja-
natotbed 3 Cas9-wikasu (Cas9, 1o pospisae mutie
onus janiior JJHK) i ensumy, axkuit moaudikye
MEBHY HYKJIEOTUIHY OCHOBY. BUKOpPUCTOBYIOTH
eH3UM LUTHAUHAE3aMiHa3y, 10 3abe3redye y
15-75% JIHK xuitunu upsiMe 1epeTBOPEHHS
IUTO3UHY B ypallW y CKJAJl BIAMOBIIHUX HY-
KJICO3U/IIB, 31MCHIOIOYN TUM CaMHUM 3aMIiIeHHS
[UTO3WHY Ha TUMiH (260 ryaHiHy Ha ajeHin) [69],
a TaKO’K TaK 3BaHI PEaKTOPU OCHOBU AICHIHY
(ABE) — ensumu, oTpuMaHi BHACJIZIOK HITYYHOI
eBOJIIOIII1 Ha OCHOBI azenHosnHae3aminasu TPHK,
110 3a6esneuyiors y 50 % JIHK kiitutu 3BopoTHe
HepeTBOPEHHsT TUMIHY Ha 1IUTO3UH (200 ajileHiHy
Ha ryanin) [70].

AHanoTIYHUH MiIXi] MOKHA BHKOPUCTOBYBATH
i nist peparysantst PHK. Y 2019 p. Heabusiky 3a-
iikasyenicts (moHaz 400 HayKoBMX IyOJIiKaliiii)
BUKJIMKAB MeTOJl, po3pobienuii me y 2012 p. wi-
MenbkuMu BueHUMH Topctenom Craddopcrom
(Thorsten Stafforst) i Mapiycom Illnaiizepom
(Marius F. Schneider) i3 Tio6iHreHCbKOTO VHi-
Bepcurery [71], skuii Tozi sanumBes 6e3 yBaru,
OCKiJIbKM OyB 3aThbMapeHUIl CeHCalliiHUM Bij-
kputTsiMm CRISPR/Cas9. lleit merom m03BOJISIE
3MIHIOBATH TPOTeinM NIsTX0oM pefaryBanis PHK,
[0 BUPINIyE MPOOJIEMy PUBHKIB, TTOB'sI3aHKUX i3
BHeceHHsIM TtocTiftHux 3Min y JITHK mogunum ta
HMOBIipHicTIO 00TSIKEHHS i MOMUJIKAMU peary-
Banng. 3mianm y MPHK BrocaTs 3a momomororo
azeHosuHoBux gesaminas ADAR (adenosine
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deaminases acting on RNA), gKi 3HaXOAAThCS
B komiiekci 3 PHK-rizamu (adRNAs — ADAR
guide RNASs) i 3gatHi B yTBOpeHiii [BOJIAHITIOTO-
Biit PHK 3miHoBaTy ajieHO3UH Ha iHO3UH, SKUI
MIPU CUHTE31 TTPOTEIHY 3UYNUTYETHCA K TYaHO3WH.
BaxnuBoio repeBaroio BAKOPUCTAHHS JIIOJICHKIX
ensuMiB ADAR mopiBasiHo 3 mporeinom Cas9,
mo Mae OakTepiajbHe MOXOKEHHS, € BiACYT-
HiCTh HeOaKAHUX peakiliii 3 60Ky iMyHHOI cucTe-
MU. 3apa3 ysKe Bijiomi iHIII 3acO0M peiaryBaHHsI
PHK: mutnannosi nesaminasu APOBEC i nesni
€H3UMU BUHOTPAIY 3MIHIOIOTh yV CKJIali HyKJIeo-
3U/iB IIUTO3UH Ha YpaIluJ, a JesKi eH3uMU IyX-
JIUH MOKYTb 3MiHIOBAaTH I'yaHiH Ha aJIeHiH TOIO.
Hespaxkaioun Ha 0OMEKEHICTh CIIOCOOIB 3MiHU
nocaigosaocti PHK Tta mpobieMu 3 10CTaBKOIO
PHK no xuitH, KijJibKa cTapTan-KOMIIaHIN BKe
MOYaJI BUKOPUCTOBYBATH CUCTEMH PelaryBaHHs
PHK 151 po3pobiieHHs 3ac00iB JIIKyBaHHSI paKy,
M’s130BO1 AucTpodii Ta iHIIMX 3aXBOPIOBaHb (He
JIUTIIE TEHETUYHMX ), 2 TAKOK JIJII KOPEKIIil PisHUX
HATOJIOTTYHKUX CTAaHIB, TAKUX sIK TOCTPHii OiJb 260
BHCOKMH piBeHb XoJiecTepuny [72].

3rajlaHa BUIEe TpPyla BUYEHUX il KepiBHU-
1rBoM /lesina JIio cTBOpMJIa HOBUI yHiBEpCAJb-
HUI METONl peflaTyBaHHS TeHOMY — IpaiMyiode
penaryBanust (priming editing), sike Takox He
nmorpebye mBosanioropux pospisis JHK, ame
JIa€ 3MOTy 3/iiicHIOBaTH OY/b-sIKi IEPETBOPEHHS,
30KpeMa BcTaBKu Ta jesiertii ¢pparmentiB JHK,
3 BHCOKOI0 TOYHIiCTIO (Yactota moMuaok 10%) i
6inbioio edexTusricTio (20—50 %) MOPIBHAHO 3
kmacuuanoio cucremoio CRISPR/Cas9 (3-20%).
B ocnosi metony nesxkutb noennanuss CRISPR,
3JTUTOTO MPOTETHY, 10 CKIamaeThest 3 Cas9-Hikasn
Ta €H3UMY 3BOPOTHOI TPAHCKPUTITA3H, 3/[aTHOI Ha
octosi PHK 6yaysaru ITHK. Ilpudomy 3amicTsh
gPHK BukopucrtoByiors pegPHK, ska ne sumie
CIIPSIMOBYE 3JIMTHIA TIPOTETH 10 MOTPIOGHOTO caii-
Ty B TEHOMI, a I MiCTUTH <«IIpaiiMep» — TOCJIiI0B-
HiCTB, HEOOXIHY JIJIST CAMOCTIiTHOT 100y/10B1 €H-
sumom janiiora JIHK (B cuctemi CRISPR/Cas9
JTHK no6ymoByroTh €H3MMHU perapaiiii, 4acTto
pobisaun momuaku). Ha npuknazgi cepromnogio6-
HOKJTiTUHHOI aHeMii, xBopobu Tes—Caxca (paH-
HA AWTSY92 aMaBPOTHYHA iiOTis) Ta TPIOHOBOI
iH(eKIl 6yJI0 MPOAEMOHCTPOBAHO MOKJIUBOCTI

ISSN 1027-3239. Visn. Nac. Acad. Nauk Ukr. 2020. (12)



MPaiiMyIoYoTO pefaTryBaHHI: JOCTITHUKN BHECIN
B T€HOM KJIITWH JIIOAWHU MYTallil, [0 3yMOBJIIO-
I0Th 11i 3aXBOPIOBAHHS, a IMOTIM iX BUITPABUJIH.
Ananiiz HuMu 6Gasu AaHUX MIKIJJIMBUX MYyTalliii
JIIOJINHMA, SKi COIPUINHSIOTh BUHUKHEHHS Pi3HUX
3aXBOPIOBaHb, I0KA3aB, 1110 32 JIONIOMOTOIO TIPaii-
MYIOUOTO peJlaryBaHHs MOKHA BHUTpaBuTH 89 %
nux mytaiiii [73]. Ileit MeTon BUKJIMWKAB Tase-
HUH iHTEpecC He TiTbKU B HAYKOBUX KOJIAX, a HOTO
nepioBizikpuBay Jlesin JIto cTaB criB3aCHOBHU-
KOM KisnbkoxX koMmmaHiil — Editas Medicine, Beam
Therapeutics ta Prime Medicine, mo 3aiiMaiornbest
PO3POBJIEHHSIM TepareBTHYHIX 3ac00iB Ha OCHOBI
MPaiiMyI0vy0ro pelaryBaHHs.

MosxmBO, O MiKpOOpTaHi3MHu, SIKi TTo[apyBa-
au Ham CRISPR/Cas9, npuxoByioTh Iie 6arato
MaJIOBUBUYEHUX 1 30BCIM HEBIJJOMUX MOJIEKYJISIP-
HUX MEXaHi3MiB, SIKi MM MOKEMO BUKOPUCTATH Y
BJIACHUX IIiJISAX, 30KpeMa JJIs1 PeJlaTyBaHHS TeHO-
miB. Tak, HemoaaBHO OYJI0 3’s1COBAHO GiOJOTIUHY
dynxkiiio Bigkputux 1me y 1980-x pokax perpo-
HiB — npupoanux enementis JJTHK Gakrepiii, 1o
KOJIYIOTb 3BOPOTHY TPAHCKPUIITA3y, SIKA HA OCHO-
Bi PHK-1mabiony cunTesye 6araTo KOl 0HO-
JaniokkoBoro mpoaykry [IHK 3 yTBopenmam
kominekcis  JJHK-PHK-en3um. Busgsuiocs,
nio perponn, sk i CRISPR, Bukonyiotsh dyHKItio
MPOTUBIPYCHOTO 3axKCTy OakTepiii i B pasi iHak-
TuBaIli GakrepioharaMu iHITNX CHCTEM 3aXHUCTY
AKTUBYIOTb TPOTEIH, MO TOIIKOKYE KIITUHHY
MeMOpany iHdikoBaHoi GakTepii Ta IPU3BOAUTH
1o ii 3arubesi 10 TOTO, SIK (haru BCTUTHYTH PO3-
MHOKUTHC 1 nomuputucs [74]. Ockinbku pe-
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PROSPECTS FOR GENE EDITING USING CRISPR/CAS,
OR HOW TO MASTER THE “GENETIC SCISSORS”

Nobel Prize in Chemistry for 2020

The Nobel Prize in Chemistry in 2020 was awarded to two researchers in the field of molecular biology: French Em-
manuelle Charpentier, who currently heads the Max Planck Unit for the Science of Pathogens (Berlin, Germany), and
American Jennifer Doudna of the University of California (Berkeley, CA, USA) “for the development of a method for
genome editing.” The press release of the Nobel Committee states that the winners have discovered one of the most pow-
erful tools of genetic technology, CRISPR/Cas9, or so-called “genetic scissors.” This method has helped to obtain many
important results in basic research. In particular, plant researchers have been able to create crops that are resistant to
mold, pests and drought. In medicine, clinical trials of new methods of cancer treatment are underway, and the dream of
curing hereditary diseases is about to become a reality. “Genetic scissors” have brought the life sciences to a new stage of
development and are of great benefit to mankind.
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