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COBPEMEHHBIE METO/bI TEHHOU
TEPAIIMU: IIEPCIIEKTUBbBI U PUCKHA
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AHHOTAIIUA: [ ennas mepanus npeocmasisem coO0U UHHOBAYUOHHYIO U
MHO2000ewarwyro  001acms  MeOUYUHbl, HANPABGIEHHYI0 HA  JledeHue U
NpoUAIGKMUKY — pA3IUYHbLIX — 3a0071e6AHULL  NYMeM BHeCeHUsl UMEHeHUl 6
2eHemuyecKull mMamepuan KlemoKk opeamusma nayueuma. B nocneonue
oecsmuniemus 2eHemu4ecKas MOOUpUKayUs Kiemoxk Cmand 603MOACHOU O1a200aps
00CMUNCEHUAM 8 0Oaacmu MOAEKVIAPHOU Ouono2uu u buomexnoiocui. B oannoi
cmamve Mvl NPOAHATUZUPYEM MeKyuue OO0CMUNCEeHUs, NePCneKmusbl U pPUCKU,
CA3AHHbIE C NPUMEHEHUeM 2eHHOU mepanuu, d makxdce 00Ccyoum npoodiemvl
bezonacnocmu u IMuyecKue Adcnekmol JMotl MexHOI02UU.

KIIFOYEBBIE CIIOBA: [ennas mepanus, CRISPR/Cas9, cmeonosvie
KIemKU, GUPYCHble BEKMOPbl, 2eHemu4ecKas MOOUDUKayus, pUcku, d3muyecKue
80NPOCHL, PEOAKMUPOBAHUE 2EHOMA, MOJLEKYIAPHASL OUONOSUSL.

AHHOTAIIUA: [en mepanuicu — 0y mubOUEémHUHe UHHOBAYUOH 64
Kenaxcakka ymuo Oasuwinosdyu  UyHaauwu  oyaud, 6Oemop  OpeaHUuZMUHUHZ
Xyolcaupanapuoazu 2eHemuKx Mamepuaned y32apmuuiiap KUpumuus opKai mypiu
KACANMUKAAPHU 0A80aaUL 84 ONOUHU Onuwea kapamunean. Oxupau YH UULIUKIapod
MONEKYIAp Ouonocus 6a OUOMEXHON02Us coxacuoacu myKiap my@aiiu
XYoAcaupanapHune 2eHemux Moougpukayuicu Mymkun oynou. Ywoy maxonaoa o6u3z
2eH MepanusiCUHUHe X03upeu HmyKiapu, UCMuKboIIapu 6a XaehiapuHu maxiui
KULaMu3, UWIYHUH2O0eK, Xas@Ccuziuk macaianapu 6a 0y MexHONO0SUAHUHS IIMUK

AHCUXANIAPUHU MYXOKAMA KUTAMUS.

https://newarticle.ru/index.php/MSRISJ 265



Modern Scientific Research International Scientific Journal 2025
Volume 3 Issue 5 Impact Factor-8.4
KAJIUT CY3JIAP: I'en mepanus, CRISPR/Cas9, Stem xyorcaupanap, Bupan

sukmopaap, I'enemux moouguxayus, Xaep-xamapaap, Emuk macananap, I enomnu
mexwupuut, Monexynsap 6uomexnono2usi.

AHHOTAIIHA: Gene therapy is an innovative and promising field of
medicine aimed at treating and preventing various diseases by modifying the genetic
material within a patient's cells. In recent decades, genetic modification of cells has
become possible due to advancements in molecular biology and biotechnology. In
this article, we will analyze the current achievements, prospects, and risks
associated with the application of gene therapy, as well as discuss safety issues and
the ethical aspects of this technology.

KEYWORDS: Gene therapy, CRISPR/Cas9, Stem cells, viral vectors, Genetic

modification, Risks, Ethical issues, Genome editing, Molecular biology.

BBEJAEHHME: I'ennas tepanus B MNOCIEIHUE JECATWICTUS IIPUBJICKIIA
BHUMaHHWE HAY4YHOIo coo00IecTBa Kak 3(P(EeKTUBHBIM CMOCOO JedyeHus psaa
reHEeTUYeCKUuX  3a00JieBaHWM, TaKUX KaK  MYKOBHUCIMI03, reModuius,
CEPIIOBUIHOKJICTOYHAS aHEMUS, a TAKXKE CIIOKHBIX 3a00JI€BaHUM, TAKMX KaK paK U
HEKOTOpble BUpycHble MHGpeknuu. Ha ¢oHe TpaauIIMOHHBIX METOJOB JICYEHUS,
TAKUX KAK XUMHOTEpANUs M XHUPYPrUYECKOE BMEIIATEIBCTBO, TI'E€HETHUYECKOE
JICYCHHE TMPEACTaBIsieT CcoOOM  pPEBOJIOIMOHHOE  HANpaBJICHHE, KOTOPOe
OpPUEHTUPOBAHO HA HCIPABJIICHUE MPUYUH 3a00JI€BaHMM, a HE Ha JICUCHHUE HX
cuMnTOMOB. [lepBbie ycrenHbie SKCIIEPUMEHTHI B 00J1aCTH T€HHOM Tepanuu ObUTH
npoBeneHbl B 1990 romy, Korga rpynna y4eHbIX YCHEIIHO NPUMEHWIIA T'€HHYIO
Teparuio Ha ManueHtax ¢ umMmmyHoaepuuutoM. C TeX Mop HCCeA0BaHUs B 3TOU
00JIaCTH aKTUBHO pa3BUBarOTCsA. OgHAKO, HECMOTPS Ha OOJBININE YCTIEXH, MHOTHE
BOIIPOCKI OCTAIOTCSl OTKPBITHIMU, B TOM YHUCJIE€ BOMPOCHI 0€30MaCHOCTH, STHUYECKUE
ACIIEKTHI U TOJITOCPOUYHBIE MMOCIIEICTBHS TPUMEHEHHS TAKUX TEXHOJIOTUH.

Mexanuzmul eennot mepanuu: I'eHHas Tepanus OCHOBBIBAETCA HA BHEJIPECHUH,

HN3MCHCHHUU I YAAJICHUHU IT'CHCTUYCCKOT'O MaTCpualia B KIICTKax MmanucHTa C [CJIbIO
]
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JedeHus Wi NporIakTUKu 3a0o0jeBaHUil. DTO MOXKET OBITh JOCTUTHYTO

HECKOJbKHUMH METOAAMH, KaX/IbIi U3 KOTOPBIX UCIHOJb3YET Pa3IMYHbIE MEXAHU3MbI
BO3JICHCTBHSI HA T'€HOM MalMeHTa. PAacCMOTpHUM OCHOBHBIE MEXAHH3MBbI, KOTOPbIE
UCIIOJIb3YIOTCSl B COBPEMEHHOW I'€HHOM Tepanuu:

1.Peoakmupoganue 2eHoma OJHMM W3 CaMbIX MOIMYJSIPHBIX M MOIIHBIX
METOJI0OB T€HHOW TEepanuu sSBISAETCS PEJaKTUPOBAHUE T€HOMA, KOTOPOE MO3BOJIAET
TOYHO U 3()PEeKTUBHO U3MEHATH nocinenoarenbHocTh JJHK B kileTkax naruenra.
CoBpeMeHHbIE TEXHOJIOTUN PEAaKTUPOBAHUS T€HOMA MO3BOJISIIOT YYEHBIM BHOCHUTD
WU3MEHEHUSI Ha YPOBHE OTACJIBHBIX HYKJICOTHIOB HJIM Ja)Xe LenblX reHoB. Camas

HN3BCCTHAA U IIHMPOKO MCIIOJIb3yCMasl TCXHOJIOTUA PCAAKTHPOBAHUA I'€HOMA — 3TO

CRISPR/Cas?9.
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DTO cucreMa, BIEpBbIE OOHAPYKEHHAs B OaKTEpUsAX, KOTOpas MCIOJIB3YyETCS Kak
MHCTpyMEHT s penaktupoBanus JHK. Dta cucrema mno3BOJIIET TOYHO
HaIleJIMBAThCA Ha CICIU(PUYECKYIO0 IOCIEAOBATEIbHOCTh T€HOMa M BHOCHUTH
n3meHnenus. Mexanusm pabotel CRISPR/Cas9 BxirouaeT B ceOsi 1Ba OCHOBHBIX

oTaria:
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1) Onosnanue yenesozo ecena: Cucrema CRISPR ucnons3yer HanmpaBIsonyo

PHK, xotopas xommementapHa wueneBod JIHK. Orto mo3sossier Cas9 To4yHO
HaxOJUTh U CBA3BIBATHCS C HYKHBIM ydacTkoM JIHK B kitetke.

2) Paspeszanue JJHK: Cas9 neiicTByeT Kak MOJIEKYJISIpHbIE HOXKHUIIBI, pa3pe3as
o6e umenu JIHK B ykazanHom wmecte. [locrme paspe3a KIETKH TMBITAIOTCS
BOCCTaHOBUTH NoBpexkaeHHY0 JJHK, 1 3TOT mporecc Mo>kHO HaripaBUTh Tak, YTOOBI
1100 BCTaBUTh HOBBIM I'eH, TMO0 yJaNUTh Je(EKTHBIA y4acTOK.

DTO OTKpBIBAET BO3MOXKHOCTH JJIsl JICUEHHs] Takux 3a00JeBaHUM, Kak
CEpIIOBUAHOKIETOYHAS aHEMHs, MYKOBUCIHMI03, TreMOQWIUs U Jaxe pak,
penakTupyst 1eeKTHbIE F'€Hbl U YCTpaHssl IPUYHUHBI 3a00JI€BaHUs
OCHOBHOM 3aJ1au€il TEHETUYECKOM Tepanuu SBISETCS JIO0CTaBKA T€HETUYECKOTO
MaTepuasa B KJIETKH MaUeHTa. DTO MOYKHO OCYIIECTBUTH C IIOMOLIBIO 8EKIMOPO8,
KOTOpble O00ECIEUMBAIOT TMEPEHOC TEHETUYECKOT0 Marepuana B KIETKY.
Cy1iecTByeT HECKOJBKO THIIOB BEKTOPOB, KAXKIBIM M3 KOTOPBIX HWMEET CBOM
OCOOEHHOCTH Y OIPaHUYEHUS.

Bupycnvle 6exmopbl ABISIIOTCS OJHUMHU U3 HauoOosee 3PPEeKTUBHBIX CPEJCTB
JIOCTaBKM TE€HOB B KIETKH. Bupychl 005agat0T €CTECTBEHHOM CIOCOOHOCTBIO
IPOHUKATh B KJIETKH, U 3TO CBOWCTBO MCIOJIb3ye€TCS B T€HHOW Tepanuu s

AOCTAaBKH TCPAIICBTHUYCCKHUX I'CHOB.
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Hawnbonee mupoko UCIONb3YIOTCS CIEAYIOIINE BUPYCHBIE BEKTOPHI:

[l Aodenosupycwi: O6magaloT BBICOKOM CIIOCOOHOCTHIO K WH(UIIMPOBAHUIO
pa3IMYHBIX TUIOB KJIETOK. OJHAKO WX MPUMEHEHHE OTPaHUYCHO BO3MOXKHBIMU
UMMYHHBIMH PEAKIUSIMUA U HEJAOCTATOYHOM MPOJIOJKUTEIBHOCTHIO BBIPAKEHHOTO
s dexra.

[1 Aodenoaccoyuuposannvie upycol (AAV): T BUPYCHI BHI3BIBAIOT MEHbIIIE
MMMYHHBIX pEaKI1i, 4TO JeJIaeT UX NPeNOUYTUTEIbHBIMU VISl TEPATUU HEKOTOPBIX
3a00JIeBaHMH, TaKMX KakK HACJICJACTBCHHBIC 3a00JIEeBaHHMS TIJa3 M MBIIICYHBIC
3a00JI€BaHUA.

0 Jleumu-supycvi: DT BHUPYChl 007aJal0T YHHKaJIbHOW CHOCOOHOCTHIO
WHTETPUPOBATH TCHETUYECKUI MaTepHUall B TEHOM KJIETKH, 9YTO MOKET OBITh IOJIE3HO
JUISL JUTUTEIBHON SKCIIPECCUU TEPATIEBTUUYECKUX T€HOB.

beszsupycnvie cucmemvr 10CTaBKU N'€HOB MPEICTABISAIOT COOON albTEpHATUBY
BUPYCHBIM BEKTOPHBIM cucTeMaM. OHHM BKJIIOYAIOT JIMIUIHBIE HAHOYACTHUIIHI,
MOJIUMEPHBIE KOMIUIEKCHI M HAHOYACTHIBI. OTH CHCTEMBI SBISIOTCS MEHEe
3¢ ()EeKTUBHBIMHU, YEM BUPYCHBIE BEKTOPBI, HO OHU O0JIAJIal0OT MPEUMYILIECTBOM B
11aHe 0€30MacHOCTH, MOCKOJIbKY HE BbI3bIBAIOT MMMYHHBIX Peakiuil, CBI3aHHBIX C
BUpycaMu. Takke OJHUM M3 HanOoJiee MEePCINEKTUBHBIX HANpaBIeHUN B 00JacTH
TEHHON Tepanmuu SBISIETCS HCIIOJIb30BAHUE CTBOJIOBBIX KJIETOK. OTHU KIIETKU
00J1a1at0T CIIOCOOHOCTHIO K 0ECKOHEUHOMY JICJICHUIO U ITPEBPAIICHHIO B PA3TMYHbIE
TUTBI KJIETOK opraHu3Ma. OHM MOTyT OBITH WCIIOJB30BAHBI MJIs JICUCHUS
3a00JIeBaHUH, CBSA3aHHBIX C TIOBPEKICHUEM TKAHEH U OPTaHOB.

Hcnonb30BaHrWEe CTBOJIOBBIX KIETOK B KOMOWHAIMM C TEHETUYECKOU
MoauduKkanuei no3possieT 3p(HEeKTUBHO BOCCTAHABIMBATH TKAHU, HAIIPUMED, MOCTIE
uHpapKTa MHOKapAa, TOBPEXACHUNH CIMHHOTO MO3ra MM HEMpoJlereHepaTUBHBIX
3a0o0seBaHUM, Takux Kak O0oJie3nb «IlapkuHcona». CTBOJIOBbIE KJIETKA MOTYT OBITh
TEHETUYECKH MOJU(PHUITMPOBAHBI O TOTO, KaK OHWU OYyIyT BBEIEHBI OOpaTHO B
MaIMeHTa, YTO TO3BOJISIET HE TOJBKO BOCCTAHOBUTH MOBPEXKICHHBIC TKaHU, HO U

HNCIIPaBUTDb ,Z[G(bCKTHBIG ressl. Ilomumo npsAMOIro pEAakKTUPOBaHUA TI'CHOB H
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HCIIOJIb30BAHUS CTBOJIOBBIX KJIETOK, CYIIECTBYET TAKKE MOAXO, IIPU KOTOPOM MAJIO

MOJIEKYJIIPHBIE COEIUWHEHUS MOTYT OBITh MCHOJBb30BaHbl JUIsl AKTHUBALMHM WIIA
JICaKTUBAIIMU T€HOB. DTO MOXKET OBITH 0COOCHHO TMOJIE3HO JIJIS JICYSHUS paKa, KOraa
HEOOXOJMMO AaKTUBUPOBATh I'€H, MOJABJISIIOIIMKA OIyXOJIM, WIH JEaKTUBHUPOBATH
I'€H, CHOCOOCTBYIOUIMN POCTY PAKOBBIX KJIETOK. J{Jsl TakuX LieNed MCIONb3YHTCS
T€HHBIE CYIPECCOPBI WIM arOHUCTHI TEHOB, KOTOPBIE MOT'YT ITOAABIIATH SKCIIPECCHIO
Ne(PEKTHBIX T€HOB, UYTO MOXKET YJIYUIIUTh COCTOSIHUE MAllUEHTA.

Oco0oe BHMMaHHE yaAeNsAeTcd NMPUMEHEHUIO T€HHOM Tepamuu B OOprOe ¢
BUPYCHBIMH 3a00seBaHUsIMU. OJHUM U3 SPKUX HPUMEPOB SIBISETCS pa3padbOTKa
TE€HETUYECKUX BAaKIUH JUIs1 JIEUCHUs BUPYCHBIX MH(DeKuui, Takux kak BUY, remartur
«B» u «C», repnec u apyrue. B Takux BakIMHAX HCHOJB3YIOTCS MOAU(DUKALIMH
BUPYCHOT'O '€HOMAa, KOTOPBIE MOTYT CTUMYJIMPOBATh IMMYHHBII OTBET NALMEHTA U
MIOMOYb OpTraHU3My M30aBUTHCS OT BUpYCa.

SAKJIFOYEHHE: CoBpeMeHHbIE METO/bl T€HHOM TEpanmuu OTKPBHIBAIOT
HOBBIE TOPU30HTHI B JICYEHUH MHOXKECTBa 3a00J€BaHUM, BKJIIOYAsi F€HETUUYECKUE,
OHKOJIOTMUECKHE W MH(PEKUHOHHBbIE. TeM He MeHee, HECMOTPS Ha 3HAYUTEIbHBIN
Iporpecc, CYLIECTBYET psJ PUCKOB, KOTOpble HEOOXOAMMO YUYWUTHIBaTh NpHU
BHEJIPEHUU 3TUX TEXHOJIOTHI B KIIMHUYECKYIO IPAKTUKY. be3onacHOCTh, STHYeCKue
BOIIPOCHI U BBICOKAsI CTOMMOCTh TEPAIIMH OCTAKOTCS BaKHBIMH MPEMATCTBUSAMU Ha
NyTH K IIUPOKOMY MPUMEHEHUI0 TeHHOM Teparmuu. HeoOXxoaumbl nanmbHenIme
WCCJIEIOBAHMS U1 YCTPAHEHUs 3TUX PUCKOB W JUISl YJAYYIIEHUS JTOCTYIMHOCTH

JAHHOM Teparnuu it 00Jiee MUPOKUX CIIOCB HACCIICHMUSI.
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