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B Hacrosiiee Bpemsi He MPENCTaBISIETCS BO3MOXHOCTH TOJHOCTHIO MOBTOPUTH JKHUBOE
cepJile M 4To Obl OHO OCYIIECTBIISZIO CBOIO pabOTy B CBSI3U C BBILIE MEPEUUCIEHHBIMU MIPO-
OieMaMu, TOATOMY BOTIPOC O CO3/IaHUU UCKYCCTBEHHOTO CEepIla OCTACTCSI OTKPBITHIM.
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Beeoenue

MoHo ycnenrtHo 00poThCs ¢ BO30OyAUTEISIMU HEYTOB — OAaKTepUsSIMU U BUPYCaMH, HO,
eciu npobiieMa HaXOAUTCSA B T€HOME YEJIOBEKa OT POXKACHHUS, IOMOYb MAllUEHTY KpailHe TH-
xeno. CoBpeMeHHas HayKa yIOPHO MIIET BO3MOXKHOCTh «OTPEMOHTHPOBAThY» MYyTHUPOBABILINE
TeHBI U TIOCKOJIBKY ceifuac Mul xkuBeM B XXI| B. 3TO cTaio BO3MOKHBIM. MeUThI 4eTIoOBeueCcTBa
0 OeccmepTuit M 00 OTCYTCTBUM OOJIE3HEH MOTYT BOIUIOTUTHCS B PEATbHOCTb.

Henw

[IpoBecTu aHANKM3 JIUTEPATYPHBIX HCTOYHUKOB B 00J1aCTH TEHHON TEPANUU U MEPCIIEKTHB
e€ UCTOIb30BaHMS.

Mamepuan u memoowl ucciedosanus

AHanuz 1 000011IeHUE HAYYHOH JIUTEPATyPHI.

Pesynvmamul uccneooganus u ux oocyryncoenue

['enorepanus — COBOKYITHOCTh TEHHOMH)XCHEPHBIX U MEIUIIMHCKUX METOJ/OB, HAIpaB-
JICHHBIX HA BHECEHUE U3MEHEHUI B T€HETUYECKHUIl ammapaT KJIETOK 4YelIOBEKa B LEJIX Jeue-
Hus 3a005eBaHMiA. DTO pa3BHUBArOIIasicsl 00JacTh, OPHECHTUPOBAHHAS HA UCTIPaBIIeHUE Je(eK-
TOB, Bbi3BaHHBIX MyTausiMu B cTpykType [AHK, mopaxennem JIHK denoBeka Bupycamu uiau
Ha TIPUJIaHNE KIETKaM HOBBIX (DYHKITHH.

B Hacrosiiee Bpemsi paziuyarOT I€HHOE BO3JCHCTBHE HAa COMATHYECKHUE U TOJOBBHIE
KJIETKU 4elloBeka. ['eHHasi Tepamusi HampaBlieHHAsh Ha COMATHUYECKHUE KJIETKH 4YeloBeKa CIo-
cobna m3meHuth ero crpykrypy HHK, a HampaBieHHas Ha 1MOJIOBBIE KJIETKH — HW3MEHSET
ctpykrypy JHK moToMKoB 1 BECh TEHOM.

Ectb a2 dexTrBHbII ciocod Ha OCHOBE IEJIEBOTO PEIAKTUPOBAHUS T€HOMA TI0 TEXHOJIO-
run CRISPR/Cas9. Heckonbko et Ha3zag MUKpOOHOIOrH OOHAPYKUIHM Y JaBHO U3yYEHHOTO
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BUa OakTepuil MMMYHHMTET K BUPYCHBIM MH(peKkuusM. B pesynbrare maapbHEHIIMX Hccaeno-
BaHMi BbIsICHWIOCH, uTo JIHK Oaktepuii comepxkar B cebe ocoOwie sokycel CRISPR
(Clustered Regularly Interspaced Short Palindromic Repeats — KOpoTKue MaauHIPOMHbBIE
MIOBTOPBI, PEryJISIPHO PACHOJIOXKEHHBIE TPYMIaMH), C KOTOPBIX CHHTE3UPYIOTCS (parMeHTHI
PHK, yMeromue KOMIUIEMEHTAPHO CBS3BIBATHCS C HYKJIEMHOBBIMU KHCJIOTAMH 4Y>KEPOJHBIX
anemenToB, Hanpumep ¢ JIHK wm PHK Bupycos. C takoit PHK cBs3biBaercs 6emok Cas9,
npencTaBisirommii coboit pepment-nykineasy. PHK coyxur mis Cas9 rugomM, momedaronmm
onpezaeneHHelil yyactok JIHK, B koTopom Hykieasza coBepiaeT paspe3. HoBblil MeTo1 103B0-
nsieT nomoopathk AneMeHThl cucteMbl CRISPR/Cas9 Takum 06pa3omM, 4TOOBI TOYHO HAIIETUTh
PHK-ruzas! Ha Hy>XKHbIE YYaCTKU T'€HOMA U JOOUTHCS 1IeJIEHANIPABICHHON JIeJeIy U BCTAB-
ki HyxHOH mnocnenoBarenbHocTH JIHK, Takum oOpa3zom pa3pabaThiBalOTCs TEXHOJIOTHU
CRISPR/Cas9 s penakTupoBaHus T€HOMA.

Ho ectb u npyroii Meron reHHOW Tepamnuu I0j Ha3BaHUEM «OUMOTEHHBIM IJIACTBIPb»-
BOCCTAaHOBJICHHE HOPMAJIBHOTO CHHTE3a Oelka — IMPOMYCK 3K30HOB C MOMOIIBIO KOPOTKHX
HYKJICOTUIHBIX MOCIEI0BATEeIbHOCTEH. Yoke 0TpaboTaHa TEXHOJIOTHS PabOThi ¢ TEHOM JIHC-
TpouHa C MOMOIIBIO Takoro meronaa. Kak m3BecTHO, B Ipolecce TPAHCKPUILUU (CHHTE3a
PHK) cnauana ¢opmupyercs Tak Ha3piBaemas npematpuyHas PHK, 3akmrouatomias B cebe
KaK KOJUPYIOIIUe OeOK y4acTKU (9K30HBI), TaK U HEKoupyomue (MHTpoHbI). [lanee Haun-
HaeTcs Mpolecc CIUIAWCUHra, B XO0A€ KOTOPOI'O MHTPOHBI M 3K30HBI pazbeIUHSIOTCI U Qop-
mupyerces «3penas» PHK, cocrosmas Tonbko 13 9k30H0B. B 3TOT MOMEHT HEKOTOPBIE SK30HBI
MOYKHO 320JIOKUPOBATh, «3aJIEMUTh» C MOMOMLIBIO 0COOBIX MosieKysl. B utore B 3penoit PHK
HE OKa)XETCs TE€X KOJUPYIOLIUX YYaCTKOB, OT KOTOPLIX BO3MOXHO HUCCIIEI0BATENN ITPEAIIOUIN
ObI 130aBUTHCS, U TAKUM 00Pa30M BOCCTAHOBUTCS paMKa CUMTBHIBAHUS, O€JIOK OyJeT CUHTE3U-
poBatbcs. Ha maHHOM 3Tamne u3yudeHust 5T0ro MeTojia CO3Jal0TCsl MOJIENH C OINpeAeIeHHbIMU
MYTalMsIMM Ha OCHOBE JIaOOPAaTOpPHBIX XHBOTHBIX. VCcrmonb30BaHUE BhIIENEPEUHCICHHBIX
METOJIOB MOXET CONPOBOKIAATHCS ONPEAEIEHHBIMU PUCKAMH, TaK KaK T'€HOTEpaIus MOYKET
KaK 00ecreyuTh KIMHUYECKYIO 103y, TaK U MPUBECTH K PACIIUPEHHUIO U 3]I0KaY€CTBEHHOMN
TpaHchOopMaIMK TeMOMOITHYECKUX KIIOHOB C MIEPEHOCHBIMUA BEKTOPHBIMU BCTaBKaMHU BOJIM3H
OHKOT'€HOB, YTO YBEJIIMYUT PUCK JIeHKeMHH. DTO ciaydaercs noromy uro PHK-rug unoraa co-
eIMHSETCA HE ¢ TEM yJacTKOM, Ha KOTOPBIM ero HauenuBaroT. OQHAKO NMPU UCIOIb30BaHUU
CRISPR/Cas9 > ek THBHOCTD CO3/JaHUsI TPAHCTEHOB COCTaBIIsIET yxke okoio 80 % [1-3].

Bwieoo

Wtak, mnepcriekTuBHOE pPAa3BUTHE TE€HHOW TepanmuM SBISETCS MHOI0OOEIIAoNM B
NPEIOTBPALICHUH Pa3BUTHs 3a00JieBaHUM, HO B HACTOsILEEe BpeMsl pa3BUTHE MHCTPYMEHTOB
JUISL MCTIPABJIEHUS MYTallUU CUJIBHO OTCTAe€T OT METO/I0B TUArHOCTHKHU, HO Mbl HaJI€EMCS, UTO
COBPEMEHHOE pa3BUTHE I'€HHON TepanyH JJaCT BO3MOXKHOCTD JICUNTh O0JIE3HN HA PaHHUX JTa-
rax OHTOr€He3a.
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