[eHAIK Tepanus



 ['eHAiK Tepanua — akay reHgl anMacTblpbin HemMece
KanblHa KenTIpIn, TONbIK reHAaik eHiMmA]
9KCrMpPeCcCcuanNanTblH XXoHe MYTaHTTbl HeMece beTeH
FEHHIH, XKYMbICbIH ByfFaTTay KabineTtiHe ne reHeTmnkanblK
KYPbINbIMObl aF3aFa eHri3y apkbinbl reHaeri akaynapabl
emaeyaeri bnomeanumHanblK TEXHOSOMNS XUbIHTbIFbI.

« [eHaik Tepanusa Mmonekynanbik ONONMoOrnsaHbIH, reHaik
XXoHe XacywanblKk MUHXeHepPUsaHbIH, COHbIMEH KaTtap
aKnapaTtTblK TEXHOMNOMMSAHbIH, XXETICTIKTEPIHE HETI3OENTEH.



[enaik Tepanua aaici bombiHWA OipiHLLI KNUHUKanNbIK cbiHakTap 1989
XblIfibl 22 MaMbipda nporpeccuanaHyLlbl MenaHomMa XafblgavbiHaa
ICIK-MHJMNBTPreywi nuMmdounTTepai reHeTuKarnblk MapKkupney
MakcaTblHAa XKyprisingai.

TyKbIMKyananTblH ayblp UMMYHOOEeUUNT reHaik Tepanma agicTepi
KONdaHbliFaH anfallkbl TYKbIMKyanayLlbl aypy peTiHae Tadbingbl.
On ageHo3nHae3amMmuHa3sa reHiHgeri mytauusamMeH waptranfad. 1990
XbInbl 14 Kbipkynekte dpeHd AHOEPCOHHbIH, XXeTeKLWifirimeH ocbl
aypyMeH ayblpaTblH TOPT XacCTafbl Kbl3fa OHbIH ©3iHiH,
nuMmdounTTepi TacbiMangaHabi.



leHpiK TepanusaHbIH Typnepi
HopecTtenepaeri reHoTepanus

TepanusHbiH Oyn TypiHOE reHeTukanblK KypblfibiMabl 3urotara Hemece
aMbpuroHFa gamyablH epTe caTtbiCblHAA eHrideai (in utero xarganbiHOa
reHaepai eHrisy). EHrisinreH matepuan peunnueHTTiH 6apnblK XacyllacblHa
Tyceni gen KyTineai (kerneci yprnakka tacbiMangan oTblpbIn, TiNTi XKbIHbIC
XacylwanapblHa ga Tycegni).

ComaTtukanbIiK reHoTepanus

Byn aaicTe reHeTukanblKk Matepuanabl TEK COMaTUKarbIK Xacyluara eHrisefi
XKOHEe 0N XbIHbIC XacylanapbiHa bepinmvengi. Comatukarnblk reHaik
Tepanuaga reHeTuKarblk KOHCTPYKUNSA XXyneni Typae — in vivo (BeHa iwWinik,
OYNLWbIKET iLWiNiK) XxaHe nokaneAbl — in situ (Tambipnap, MyLienep, iciktep)
EHri3ifiei >xeHe TepaneBTiK XaTTaMaHblH HEri3iH Kypanabl.



* Ar3ara TepaneBTiK KypblNbIiMAbI €Hri3y agicTepi

In vivo mexHosnoz2usicbl (KaH apKbiSibl XXYMUENi eHridy) asipLlue npakTuka
XKY3iHOe XKy3ere ackaH »OK.byn noteHumangbl HblcaHa —yJinaHblH KenTiriMeH
TyblHOaFaH TepanesTik XxaTTaManapabl Xacayaafbl KUbIHLbINbIKTAPMEH
GannaHbICThl (Tepi, OYMLWLIKET, 6Kne, My, Bayblp, KaH XKacywachl, 1.6.).
OpPTYpPNi HblcaHanapablH, KeNTYPNIiri reHeTUKanbIK KYPbINbIMAbl XETKI3yaiH,
apHamnbl XXaHe 3P EKTMBTI XKYMUECIH KypacTblpyabl Tanan ertes;.

In situ xxardalibIHOarbl 2eHOiK mepanusi. byn mexHonoausi 2eHemukKaribiK
KYPbIibIMHbIH 1TOKaribObl macbkiMaroaHyblHa He2i30er12eH.

Ex vivo xarOdalibiHOarbl 2eHOiKk mepanus. byn mexHonoausi HayKkacmaiH
©3iHIH XacywacbIHbIH mpaHcriaHmauyusnaHybiHa HezidoernzeH. byn agicte
ar3afiaH >kacyLUaHbl asnblin, OfaH KaXkeTTi reHeTuKarsblK aknapaTtTbl eHri3in
COCbIH CONn af3afa KauTaH eHriseq,.



in situ XXarganbiHAafFbl reHAIK Tepanuara Mbicanbl:

* TbIHbIC XOMNbIHbIH, ANUTENNIHE aAeHOBUPYCTLIK BEKTOP KypaMbl
apKblrbl TepaneBTik reHai Nokanbabl eHridyre HerisgenreH
MYCKOBMCLUMNOO03ObIH reHAaiK Tepanuscel;

« KaTepni >kaHa Ty3ifiicke Tepanusa Xacay XafganbiHaa icik
MaccacblHa reHAIK UHXeHePSiK KYPbIbIMObl EHri3y.

« byn eHri3y agiciHe eki afaanm KaXeT: DipiHLici HbicaHa-XacyLla
OHaW KosmkeTiMai 6onybl Kepek, eKiHLWIiCi reHeTUKanblK KypblSibiM
apHambl TiKenen HbiCaHa-XXacyLuara eHin, y3ak yakbIT 00Mbl XXaHe
XKOfFapbl AeHrenae TepanesTik reHai akcnpeccusnan anybl TUIC.



M3BNeueHe MYTAHTHEX
¥ WK ONyX0NeBsk KNeTok

KyNETMEMDOBaHHME
W TeHETWUYECKad
TpaHChopMaLma

OTBop TpaHCHDOPMWDOBAHHLD
2l KNETOYHLIX KNOHOB

TpchnnaHTauﬂiH##,f”f
reHETHYECKH

TPAHDOPMUPOBAHHLIX
KJIETOK

Puc. 1. l[esoTepanna cnocoboM ex vivo. Knetku no-
MYHAKT OT NAUMEHTE, KYNETHBUPYIOT iN VItro, NpoBo-
OAT WX FeHeTHYECcKyr TpaHcodhopMaunio, oToupaT
HYX¥HbIE KNOHBl KNETOK W BO3BPALLAKDT B OpraHn3M
naumeHTa. B cnyyae onyxonelt knetkm TpaHchopmi-
PYHOT reHamu, Pesko YCUIMBAKLWMMK WMMYHHLIA OT-
BET OpraHMaMa, 06NyHaT U TRaHCMNaHTURYIOT Nog-
KOXHO TOMY Xe NauMeHTy



* ex Vivo XafganbiHOa cTpaTerus Xysere acy yLiH reHeTukanblk aknapaTTbl TacbiMangay
Kyparnbl peTiHae ayToreHaik OipiHLWinik kacywanap KongaHbiiybl MYMKIH
(6nactounTTep). bipiHwi Texipnbe BipiHWinik acTpounTTEPMEH XYpPridingi, onap epecek
AOHOpAaH anblHbIN, TpaHCAEUMPIEHreH XXaHecoaaH KeniH opTanblK XXYWNKE XXYMUECIHIH
yfinacbliHa opHanacTblpblffaH, on xepae dyn acylwanap eHrisifireH reHHiH y3ak
aKcnpeccusacbiH Bip KanbINTbl ycTan TypfFaH.



dnbpobnacT eTe xakcbl cypporar xacywa peTtiHae TabbinFaH. Onap KynesTypaga y3ak
nponudepaumanaHy kabinetiHe ne, goHopnapaa ipiktey yLwiH oHan KormkeTiMAj,
EHri3inreH reHHiH, aKkcnpeccuachl Tonblk kKaHabl XKypeai. COHFbl XKblgapbl reHaik

Tepanusigarbl opTypni aypynap yuwiH dpubpobnactrapabl KongaHyra 6afbiTTanfaH
KenTereH Taxipmnbenep XyprisinreH.



* Af3aHblH Ke3 KemnreH ysinacbiMeH Xofapbl COUKECTIr AiH XacywanapbiHblH
Heri3ri epekLleniriHe Xaragbl. AFHU eHri3ifreH reHeTUKanblK KYPblSTIbIMHbIH,
y3aK Mep3iMAi 9KCNPEeCCUACBIH YCTan TYpPY XaHe AiH XacyllanapblHblH y3aK
TIpLWINIK eTyiH KepceTesi.



eHAiK TepanuAanbIK KypanpgapAablH eMAaiK aCcepiHiH
XeTICTIKTepI

NMO3UTUBTI TEHAOIK TEPAMNUA

e [103NTUBTI reHaiK Tepanms 3KCNPECCUACHI XKETKINIKCI3
HemMece TOlblKTan XXOUbINFaH reHHIH PYHKUNACLIH
KannblHa KenTipyre barbiTTanfaHa. Ken xxarganga
NO3UTUBTI reHAIK TepanuaHbiH 8pTYypni aaicTepi
3aKkbiMaanfaH reHai Ty3etyre OarbiTTanfaH.



1. xpomocomanbik AHK aeHreniHge reHai tysety

l'eHHIiH yHKUUSICIH OHbI ariMacmbIpy apKbilfibl HeMece KocapriaHy apKbisibl
KannbiHa kenmipy. byHoan afic peueccuBTiK TYKbIMKyarnayLblSiblK aypynapasl
emaey KesiHae KongaHblybl MYMKIH.

Xumepriik onu2oHykiieomudmepoi natidanaHy apKbifibl 2eHemukKarsiblK
aKaynapObl penapauyusisibi mysemy.

2. EHrisinreH reHHiH XpomMocomMaaaH TbIC 3KCNpPecCUACHI

Xpomocomanslk OHK aeHreniHaoe reHHiH akaynapbliH Ty3eTyMeH DansaHbICTbl
agicTeMerniK KMbIHLWbINbLIKTAP XaHe XacyLllaHblH reHETUKanbIK aknapaTka apanacybliH
Bbormkan anmMayLwbinbIK MO3UTUBTI reHAIK TepanuaHbiH OCbl 6aFbITbIHbIH, AaMYblH
Texxengi. OcbliFaH 6annaHbICTbl XPOMOCOMaAaH TbIC SKCNpeccusinaHa anartblH HeMmece
XPOMOCOMaHbIH, apHaWbl OpblHAAPbIHA OpHanaca anaTbiH KanbinTbl PYHKUMOHaN4bI
BenceHai reHai ar3a XacyliacblHa eridy aficTtepi »akcbl 4amu 6actagbl.
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« Canrt-cneundukanblk roMOSiIorManblk pekomouHauns npoueciHaeri
Xumeponnacrtapabl nanganady apkblfibl reHeTUKanblk akaydbl Ty3eTy



XnmeponnacTuUsiHbl XYprisy KesiHae TybIHAAUTbIH
Heri3ri macenenepre xartaabl:

Benrini 6ip akayablH, MOieKyrnanblK-reHeTUKarblk cunaThbl
XKOHE OHbl aHbIKTay;

ApHaunbl XMMeponnacTTbl KypacTbIpy;

XumeponnacTTblH peKoMOUHasanblk 6enokTapmeH
bannaHbICYbI YLUIH XaFgan Xxacay;

Penapauusa >XyneciH Kocy.



* TOO kaTtbicybiMeH OHK-HbIH YLWIHLWIMIK
KYPbINbIMbIH KanbINTacTbIpy
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 [lcopaneHmeH bipre TirifreH Tpunnekc-
TY3YyLUI ONIUFOHYKNeoTuaTep
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 bip Ti3bekTi xaHe eki Ti3bekTi [JHK-dpparmeHTTEPIHIH
KaTbICybIMEH DonaTbiH rOMONOrnANbIK PEKOMOUHALNS
HyCKanapbl



EHri3inreH reHHIH XpoMmocoManaH TbIiC
3KCnpeccuschbl

* AF3a XacyllacblHa XpOMOCOMaHbIH
apHaubl opblHAAapbliHaA opHanachkIn,
XpomMocomMagaH TbIC 3KCnpeccusinaHa
anaTblH KanbInTbl PyHKUMOHaNAb!
benceHai reHai enrisy agici Xakcobl
oamyna.



XpomMocomapaH TbiIC reHAIK TepanusaHbIH XacanyblHa
MblHaHpOau binimaepAai nrepy acepiH TUrisai:

» TyKbIMKyanamTbiH, OHKONOrnAnbIK, backa aypynapra
KayanTbl reHHiH OIpIHLWINIK KYpbifbIMbl Typarbi;

* Ocbl reHaepaiH metabonuamaeri KbI3METI MeH peni
Typansbi;

« Xpomocomagarbl reHHiH opHanacybl MEH OHbI
KopLuaraHaap Typarnbl (PeTTeyLli arnieMeHTTepaiH bonyabl).



PekomOuHaHTTbLIK JHK TexHonoruscbIHbIH Ke3eHaepi:

1. PeTtTeyuwli Ti3beriHeH Tepanuanblk reHai 6enin any. Kasipri TaHaa 6yn keseH
nosimmMmepasarnblk Ti30eKTiK peakuusi aficiH nanganaHyabliH apkacbiHOa
anaekanga xedingetinai.

2. KovbiniFaH MakcaTTbl KaHaraTTaHOblpaTbiH BeKTOpsblK OH-HbI Kypay Hemece
Tangay.

3. PeTTeywi anemeHTTEpai Oesin any Hemece acaHbl CUHTE3EY.
4. KaxeTTi TidbekTe aHe barbiTTa AHK doparmeHTTEpPIH NUrnpney.

5. OnTumangbl Xacylwaga KOHCTPYKUUSIHbI KNoHaay XXaHe PEKOMOMHAHTThI
KrnoHaapAbl ipikTey.

6. [eH aKcnpecCcUAChIHbIH 8CepiH XaHe OHbIH, 6HIMIHIH KaCUETIH TeKcepy.



TpaHcdekuusa MmbiHanapabl KongaHy apKbisbl XYpyi
MYMKIH:

e Tasa («wkanaHawy - arbinwl. naked) OHK-HbI;

« Counkec nnasmupgara canblHFaH JHK —Hbl Hemece

komnnekcrenreHHK-HbI (Ty30apMmeH, benokrapMmeH,
opraHukarnbslik nosinmepnepmeH dbannaHbiCkaH
nnasmuaansik AHK );

* Pennukauus kabineTiHeH anblpbliifaH BUPYCTbIK
benwekTepaiH kypambiHaarbl OHK



I'eHHIH seKmopibIK macbiIMaribl

« ComaTukanblk reHoTepanua Taxipnoenepi
Ke3iHae KebiHece BUPYCTbIK BEKTOpNap
KongaHblnagbl.

* PemposupycmbiK eekmop. PeTpoBupycrap
(cem. Retroviridae) —reHOMbI »KacyLua reHoMblHa
eHETIH MHeKUNANbIK areHTTe, 051 OHbIH KaTepni
TpaHcdopMauUndacbiHa aKkenea,.

* PeTpoBupyc reHoMbl enwemi 7,5 M.H.H bonaTtbIH
eki PHK MmonekynacbiHaH Typaabl, onap MPHK
TYPIHAOE YUbIMOACKaH.



5°-LTR gag pol env 3'-LTR |——

PeTpoBUpPYCTbIH NPOBUPYCLIHbIH KYPbINbIMAbIK YUbIMbI

5-LTR — TpaHCKpUNUUAHbLIH peTTeyLUi CUrHarbiH anbin XXYPETiH Y3blH COHFbI
KkauTanay;

3’-LTR — nonnageHnngeyai anbin XXypeTiH Ti30ek;

y+ - BupycTtblk PHK-HbI KanTay yLwiH Ka)eTTi ncu+ Tisoert;

gag — iWwkKi KancmaTiH KypblibiMAbIK 6erorbiH KograyLbl 6enok;

pol — Kepi TpaHCKpunTa3aHbl KOATayLbl FeH;

env — kabblkwa 6enorbiH KoarayLubl reH.



5’-LTR TepaneBTHUecKHH IeH | p | Neo | 3°-LIR
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 BekTop KypacTtbipyfa apHanfaH JHK
pPeTPOBUPYCbIHbLIH, MoandUKaunsachbl

e y+ - KANTayllbl CUrHan,
Neo - cenekTuBTI MapKep;

* P —Neo TpaHcKkpunumudacbiHa apHanfaH BUPYCTbIK
NPOMOTOP



3-LTR

TpaHceKma

«IIaKyrIIas» KICTOUHAA THHHA

i

IPOYIHPYIOMmAs KIeTOUHAS THHHA

XHMEpPHBIE BHPYCHI, COIEp:KalIHe
TepaneBTHUCCKHUIT TeH

PeTpoBUpPYCTLIK BEKTOPAbLI KanTayFa apHanfaH «[lakyowmny xacyLwanblk
NNHNA



 AdeHosUpPYyCMbIK aeKmopJiap.
AneHoBupyctap (cem. Adenoviridae, poa
Mastadenovirus) — keH TaparaH HK-cbl bap
BUPYyCTap, KNUHMKanbIK KOPIHICTIH
nonumopduaMiMeH cunatTanaTtbiH aypynapabl
Tyablpaabl.

 byn Bupyctap ackasaH-iLeK Xorbl,
KOHBIOKTUBTEP, OYIMLLILIKET XKacywachl, bac Mu
XacywlanapblHbIH, XXOfapbl TbIHbIC XXONAapbiHbIH
LUbIPbILLBLIH 3aKbiMAayfa KabineTrTi.



ITR | El1A | E1B | E2B | E2A E E4 ITR

id

e AAQEHOBMPYC reHOMbIHbIH KYPbifblAbIK YUbIMbI
 E1 - TpaHcopmauunara apHanfaH KpuTukanbslk aumac;
 E1A — TpaHCcKpuUnuusaHbl peTTeyLui;

* E1B — pd3 xacywanblk 6enorbiH bannaHbICThIpyLUbl
TpaHcdopmMaumanayLlbl aHTUreHai Kogtangbl;

« E2B - OHK-nonnmepasaHbl kogranasl,
« E2A — [Hk-6annaHbicTbipywbl 6€n0KTbl KOATaNabI;

« E3 — pennukauusra kaxxeTTi eHiMmai xaHe | knactarbl HLA
MOJieKyfiacbiIMeH bannaHbicaTblH ©HIMAI KoaTanapbl;

 E4 — apponbik maTpukcneH bannaHbicaTblH eHiMAi koaTanabl; ITR
—100 H.K. TypaTblH NHBEPTTENTEH COHfLI KanTanamanap




 BupycmbiK eMec aekmopiap.
TacbimMandayObiH supycmbiK eMec XXyUecCiH
KypacmbIpy YWiH MobusibOiK
annemMmeHmmepoiH mizbekmepi-
mpaHCcrno30Hoap KOJs10aHbITybl MYMKIH.

* byn MakcaT y WiH anfaw peT apkaH 6anblKTbIH
reHoMbIHaH OeniHin anbiHFaH TPaHCNoO30H SB
(Sleeping Beauty) konaaHbingbl. byn
TPAHCNO30H B8PTYPII aF3aHblH YXacyLlacbiHa OHbI
EHrizyre MyMKiHAiK 6epeTiH KoXXanblH
XacylwacbliHga kaHaan ga 6ip TpaHcno3uums
doakTopbIHbIH, OOMYbIH KAXXET eTneuna,.
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JlunocomanapobiH KeMeaiMeH 2eHOi
macbiMasnoay

* llunocomanap — 6ip Hemece OipHelle
bnkabaTTbl MeMbpaHaaaH Ty3inrex
MUKPOCKOMUANbIK dpooconnnunaTik
Be3uKynanap, onap XMMmnanbik
npenapaTtTapabl, 6enokrapasbl,
neentuatepanl, AHK, aHTuMarbIHanbI
ONMUIroHyKNneoTuaTepAal TacbiMangayra
apHanfaH TacbiMangayibl Kypan 6osbin
Tabbinaawbl.



JIlunocomanapra Kenecineun Kacuerrtep
TOH:

 buocaunkecTik;

« KochbinfFaH 3aTttapabl Kopray;

* [MOpodoOThLIK XXeHe rmapodunbaik
KOCbIfbICTapAdbl TacbiMangay MyMKIHAIr;

* HblcaHa-XacyllaHblH uMTonnasmachbiHa
KOCbISibICTapAbl TacbiMangay kaoineri.
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 [JHK KypbinbIMObI HbiCaHa acyuwara
mpaHceKyusiHbIH ¢bu3ukasnbik 8a0icmepiHiH
KeMe2iMeH, Mbicasibl 3/IleKmpompaHceKyUsIHbIH
KeMe2iMeH mypa eHz2i3y.

« byn aaic anekTponopaunamMmeH -Kacywia
MeMOpaHacbkiHOa nopanapabiH navga 6onymeH Tikeneu
OannaHbICThI.

« YXXorapsbl kepHeyaeri (0,5-15 kB/cwm, xacylwa tuniHe
KapaMn) xxeHe apTypni Y3blHObIKTaFbl ANIEKTP OpiICi
MMMYNbCbIHbIH Xacyllara acepi KillkeHTan noHgap,
TOMEH XXoHe XOofapbl MOneKynanbl 3atrap ywiH
nnasmMaTukarnblKk MeMOpaHaHbIH 6TKKISFILWTIFNHIH Kepi
apTyblHa aKenin cofaTbliHAbIFbl aHbIKTANab!.



* ¥nnafa reHeTukanbIK TepanuanbIk
KYPbINibiIMAapabl eHridyaiH 6acka pusmnkanblk
a4icl — «reHAiK nywKaHbl» KongaHy apKbiibl
)KYPETIH TpaHCOopMaLNsaHbIH bannncTukanbIk
aIcCl.

[eHAiK nyLwlKa



HEFTATUBTI TEHOTEPANUA

* VIHpekunsa Hemece ICIKTIK TpaHcopmaums
kesiHae aypy kebiHe KanbIMnTbl Xacyllara TeH
€MEC reHHiH apTblK KbIBMETIHIH HOTWXKeCiHAE
TYbIHOAANABI.

 byHpawn xafganaa reHaik Tepanus Xorapsl
aKTUBTI reHai bacyra HemMece aypy reHHiH
KbIBMETIH reHeTUKanbIK KypbirbIMAbl Xacyluara
EHri3y apkblnbl backin TacTayfa barbiTTanfaH.



MPHK pneHreniHge reH Kbi3ameTiH 6acbin Tacrtay

e AHmuceHc PHK mepanusi. MPHK OeHeeuiHOe
2EHHIH XXYMbICbIH bacbkin macmaumaiH
KYPbIbIMObI XKacywara eHai3e ombIpbirl,
Hea2amuemik 2eHOI bacbkin macmayra 6os1aosbl.

* byn akcnpeccusiHbiH KEMEeriMeH akay reHHIH
MPHK-cbiHa komnnemeHTapnbl-aHTUCeHC PHK-
HblH CUHTE3IH KaMTaMachI3 ETETIH KYPbINbIMHbIH
XacyuwlacblHAa Xy3ere acybl MYMKIH.



AHmumarbiHanbl PHK apKbinbl mepanus

1978 Xxbinbl 13 KanobiKmaH mypamabIH
Payc capkomMachbl sUpyCbIHbIH
Mampuuanbik PHK-cbiHa
KOMrsieMeHmapiJsibl OJiu20HYK/1eomuo
eUpPYyCMbIH penyuKkayusiCbIH
UHa2ubupneu anambiHObIf bl
Kepceminodi.byHOau cuHmemukanbik
PHK aHnmumarbiHanbl dernn amaJsibiHObI.



Pub6o3umOi naudanaHy apKbisibl XypemiH
2eHOik mepanusi

 MPHK geHreniHge reH akcnpeccusicbiH bachin
TactayablH Tafbl 6ip agici 6bonbin
doepmeHTaTUBTIK KacueTke ne PHK
pnbosnmaepai nanganaHy Tadbbinaabi.

* [eHpaik Tepanuaga pubosnmaepa;
namaanadyabiH, apTbIKLWbIMbIFbIH MblIHAAAH
bankaybiMbli3fra bonagbl, AFHU aHTUMaFblHarbl
PHK-mMeH canbicTbipFaHaa xacyluara con 0ip
MPHK-HbI biablpaTyFa OafbiTTanFaH oenrini 6ip
pnbosnmai KoaTanTbiH KyPbirbiMAbl eHri3y
BipHeLle peT eHri3yai KaXkeT eTnena,.



KkmPHK-HbIH 2eHOik mepanusicbi

« MPHK geHreniHoe HeratnBTi reHOTepanusaHbIH backa
SAici reHoMfa KeneTiH KayinTeH xeHe BUupycTapaaH
KOpFay MexaHu3Mi Heri3iHOe KypacThIpbISiFaH.

* BupyctapmeH 3akbiMaaHy HaTUXeCIHAE XKacylaaa Koc
Tid30ekTi PHK-HbIH 6enrini menwepi Ty3ineai (KTPHK).

» KkTPHK romonorusanbslk pekomonHaumsi HoTmxKeciHae reH
9KCMpPEeCCUACLIHbIH, DyFaTTanyblHa 9KemneTiH npouecTepa;
6enceHaipeni. byn mexannam PHK nHtepdepeHumns
OereH atayka ne oonaebl.



KTPHK-HbIHACTOYHMKOM AHPHK MoryT ObITh:
* [eHombl KTPHK TypiHOeri BupycTap;

* [eHombl Oip TidbekTi PHK TypiHaeri BupycTap,
bip TidbekTi PHK-HbIH pennukaymsanaHyblHbIH
HaTuxeciHae KTPHK Ty3ineai;

o kTOHK- JHK-HbIH eki apTypni Ti30eriHiH
TPaHCKPUNUMA eHIMIHIH KOMNNeMeHTapnbl
KOCbINybIHbIH HaTUXeciHae KTPHK Ty3inyi mymiH.
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PHK uHTepdepeHuua mexaHnami



benok peHreniHae reH hyHKUMACLIH bacbIin TacTtay
Xacywaiwinik ummyHOay.

benok geHreniHge reH yHKUMACLIH backin TacTayabliH
Bip aaici.

«Xacylwaiwinik ummyHaay» TepMUHIH HODernb naypearsbl
[Oasna banTnmop yCbiHFaH bonaTbiH.

>Kacyuwaiwinik uMmMyHaay eki a4ic apKbifbl XKy3ere acybl
MYMKIH: KaXXeT emec OernokTel bentapanTtayra apHanfaH
aHTUOEHEeHI aKcnpeccuanaylLlbl reHeTuKanblk
KYPbINbIMAbI XXacyllaFa eHridy XaHe e3iHIH aHTUOEeHECIH
eHriay.
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Bip Ti30ekTi aHTUOEeHe HyCcKanapbl



I eHAIK Ty3eTyl KNMMHUKanbIK CbiHaKTap (KW)caTbiCcbiHAAFbl, 3KCNEPUMEHTTIK

Tangaynap (OP)caTbicbiHAarbl XXaHe Karmaa TypiHae MyMKiH (MB) TyKbim

Tabanua 2. HacnegcreeHHBIe 3ab0neBaHMSA, rel-llsxoppexuuﬂ KOTO

anavnTbiH ap¥

SKCIIEPHMEHTANLHEIX pa3paboTok (2P) v npuHumnuansso soamoxHa (TB) [1. 7]

Hnaﬂp R
aXOMHTCH HAa CTAIHH KIHHHYeCcKHX ucneiraHuin (KH),

BonezHs HedexkTHRIN reH KneTku-MuieHH Cranons
HMmMyHOnedHLIHT AlEHOIMHe3aMHHAa3a JIUMGOLHTEI KH
HMmmyHoneduimur IMypuHHYKAeosHadochopunaza JTumcormTh MnB
CemMefiHas rHNnepxoaucTe pMHEM A PeuenTop AMNONpoTeHHOB HH3KOM lenaroumnTs KH

MJIOTHOCTH
lemohmnmna B MakTop IX DudpodnacTsl KH
lemodmunmnsa A PaxTop VIII Muotaacrsl, mdbpobnacTs ap
bosesns [owe (chuHronunmUoos) B-Cmnokouepedpo3naasa Maxpodard, CTEOIOBLIE KISTKH KH
bonesnn Xautepa M nyponarcynndartaza Maxkpodari, CTROMOBLIE KITETKH B
Cunapowm [ypnepa L-moypoHuaaza Makpodaru, cTeOIOBRIE KIETKH B
DOycbHIeMa TErKHX - | -AHTHTPHIICHH JIMMGOLMTLI oP
MykoBrCcuIMI03 CF-tpaHcMeMOpaHHBIN peryasrop DnuUTenHi OPOHXOR KH
(DeHWIKEeTOHYPHA DeHMIATAHMHTHAPOKCHIA3a lenarounTh P
[HmnepaMMOHeMHST OpHUTHHTPaAHCKApGaMMHIa3a [enaToluThL InB
LurpynuHeMud ADPrHHOCYKIIHHATCUHTETA3a [enaroMTh InB
Meulnueuras auctpodnus JdomenHa Hducrpodun Muoonacrtel, MHOGHUGPHINE C] o
Tanaccemus B-InoGun DputpobaacThl ap
CepnoBHAHOKISTOUHAA aHEMHS B-Ciotun DpuTpobaacTel 2 )
PecnnparopHbiil auctpece-cuiapom | Cypdakrant benok B Bnurenui OpoHXOR apP
X POHHYECKHI rPAHYJIOMATO3 NADPH-okcuaaza [paHYIOLMTEI aP
bonesns AnblirefiMmepa benok — npeaiecTtseHHHK B-aminon- | HepsHbie kieTkn 2 ) g
na (AAP)
Bonezns [MapkuHcoHa TupoaMHrHApOKCHIaA3a MuoGnacTsl, hHbpobaacTel, HEPBHEIE )
KJIETKH
MeTaxposMaTHueckaa nekoaucTpodms| Apuncynsdaraia A CTBOMOBBIE KJIETKH KPOBH, HEPBHBIC B
KJIETKH
CunHapos Jleum- HuxaHa IunokcanTHHboCGOpHBO3UATPAHC - HepBHBIE KIeTKH B

thepaza




3 kecte OHKONornAnbIK aypynapabl reHaik Ty3etyaeri Herisri agictep

ICIKTIH MMMYHOPEaKTUBTINIrH apTTbIpy

MMMyHABIK )XacylanapiblH, reHeTUKanbIK
MoAndUKaLnAChI

«CesimMTan» reHgep Hemece «e3iH e3i enTipeTiH»
reHaep nHcepuuscol

OHKOreH aKcnpeccusiCbiHblH ByFaThbl

Icik cynpeccop-reHaepiHiH MHCepUuACHI
XumnatepanusagaH KanbinTbl XXacylanapab!
Kopfay

KanbInTbl )acylanap apkbisibl ICIKKe Kapcbl
3arTap CUHTE3IHIH, UHAOYKUNACHI

Icikke Kapcbl pEKOMOMHAHTTLI BakuMHa eHiMAepi
AHTUOKCHOAHTTapAbIH KEMeriMeH KanbinTbl
yJinaHbIH fIoKanb4bl paguonpoTeKkumschl

LinTokmHaepain, 6eTeH aHTUreHaepaiH reHaepi
LinToknnaepaiH, KoctumynatopnapablH, reHaepi

HSV TumMmnagunHkmnHasa, uMTo3nH gesaMmuHasa
reHgepi

AHnTumarbiHans! Ki-ras MPHK xacywaiwinik
aHTuaeHe reHaepi

P53

1 TunTeri gapire Te3iMAi reHaep
NHTepnenknH-2, nHtepdepoH reHaepi

Icik aHTUreHiH akcnpeccuanaywsl LXK TuniHgeri
BaKUMHa
TpaHcdepasa, rnyTaTMoH CUHTeTasa reHaepi



How the genome
editor works

gRNA

CRISPR-Cas9

A cellis transfected with a

DNA plasmid that expresses :
e .9
: : Cas9 identifies the
e ot B
and cuts both strands of DNA.
X
Cas9 ...
..... .
Cas9 cuts both PAM ‘ 3
the DNA strand to which the gRNA binds ~ S®quence |
and the opposite strand (see below
right)
|||I||||||IIIIIIIIW
=TT lmA FIT HH13
T/ L
o ”MMM&QMHHHHHHHmnuﬂ" 5
The cell's attempt to repair the
break effectively silences the ._’:
targeted gene by joining the - -
cleaved DNA back together, i 2
using a process called non- P : Cas9requiresa
i Double strand break in target DNA *******+«... . ® ol
*, pairs called a PAM
OR 1 0 0 B R =
5o Ul AT UL st mesns:
A faulty gene can be Cas9 from chopping
‘corrected’ with a replacement ! up important
segmentofONA oranewgene | | | | | | | [ [[[][]]]] CLTTETTTTT memorisee
ltogether ntrod! . sequences of foreign
I mocifed piece of DNA HEWEY AW AEE R EE L] oNintheirown
whose flanking regions match X - genome - by
the target sequence is also ‘ : Replacement : ensuring there are
supplied, thenthereisagood gene : no PAM sequences
chance that it will recombine in those regions.
with the host DNA when the cut
is made, thus introducing a new
or replacement gene. This

pathway is known as homology
directed repair (HDR).

What next?

v



FOOD AND
LIVESTOCK
MODIFICATION
Researchers have
already created plants
and mammals with
edited genomes, It is

hoped such technology

could help boost
productivity and
improve food security.

GENE DRIVE
Some genes are more
likely to be passed on

than others. If an ‘edit’is
linked to these genes, it
will quickly spread
through a wild
population. | hat sounds
alarming, but could help
eradicate malaria-
carrying mosquitos.

GENE THERAPY
Genetic disease could
pe treated by
introducing gene editing

systems into affected
cells, Researchers in the
USA are trialling this to
treat HIV by knocking
out the gene for the
specific T-cell receptor
that the virus targets.




HUMAN GERM LINE
Modifying human
embryos, Sperm or eggs

would introduce
changes to the genome
of future generations
Some argue that other
techniques, such as
embryo screening, can
just as effectively
prevent genetic disease.

DESIGNER ORGANISMS
AND MORE...

In future, could
babies be designed
with a genome of
our choosing?
Could amateur
biologists do theu
own gene editing
outside regulatory
systems?




KeHin 6enreHaepiHisre paxmer!



