MeHeTnyeckas (reHHast) UHXXeHepusA

B nutepaTtype ncnonb3yloTcs ABa TEPMUHA - FeHETUYeCcKast UHXeHepus u
reHHasa nHxxeHepus. [oaToMy B 0TBETE MOXHO MCMONb30BaTb 0ba BapuaHTa.

B MeauuuHe reHHast MHXeHepusl NCNonb3yeTcs AN peleHns OBYX OC-
HOBHbIX 3a4au.

1) Mony4eHne NpenapaToB ANA NeYyeHus 1 NnpodunakTukn sabonesaHun.
Ncnonb3ytoTes kneTkn 6aktepui, rpnbos, MnekonuTarLmx.

2) [eHoTepanu4 - BBEAEHME B KIETKN YerioBeka HopMarnbHOW KOMuu rexHa.

[eHeTMYecKas nHxeHepus npeacrtaBndeT cobon 60MbLLION KOMMMEKCHbIN
pasgen reHeTuKK, B KOTOPbIN BXOAST pasfiMyHble BOMNPOChl MOMNEKynsipHomn dmo-
noruun, paboTa ¢ KynbTypamMu KrneToK, BblaeneHne n o4ncTka bnonormyeckm ak-
TMBHbIX BELLECTB M Tak ganee. B npeacraBneHHom martepuane 6yayTt npea-
CTaBrfeHbl TONbKO OCHOBHblE MOMEHTbI paboTbl ¢ pekoMOunHaHTHbIMKM [HK.
CTygoeHTbl AOSMKHbBI MOHUMAaTb dTanbl NPOBEAEHUS TEeHHO-UHXEHEPHbBIX MaHU-
nynaumm, ocobeHHocTn paboTbl C KNneTkaMmu nNpoKapnoToB U 3yKapuoToB, [0-
CTWXKEHUS TeHHOW UHXeHepuun B 0bractn MeanumHbl.

[na HavYana paccMoOTpUM HECKOSNbLKO onpeaeneHun.

[eHeTn4eckasa MHXeHepus (reHHas MHXeHepus) — 3To coBpemeHHast 06-
nacTb BUOTEXHOMOrNMYECKNX UCCefoBaHNN, HanpaBneHHasa Ha nony4eHue op-
raHN3MOB C HOBbIMW 3afaHHbIMW CBOMCTBaMM MOCPEACTBOM pekoMOMHauuK
mornekyn OHK.

[eHHas HXXeHepus - 3TO COBOKYMHOCTb MPUEMOB, METOL0B N TEXHOSTOMNN
nonyyeHus pekombuHaHTHboix PHK n OHK, BbigeneHus reHoB M3 opraHnsma,
OCYLLECTBIIEHNA MaHUNYNALUA C reHaMu U BBELAEHUSA UX B ApYyrne opraHn3mbi.
Llenb aTnx npuémos - 4OBUTLCA N3MEHEHUST HACNeLCTBEHHOIO, reHETUYECKOro
annapara KIeTku.

[eHeTMyecKkas MHXeHepna — 3TO KOHCTPYMPOBaHUE NUCKYCCTBEHHbLIM ny-
TeM (PYyHKLUMOHANBbHO aKTUBHbIX FEHETUYECKUX CTPYKTYP N HACNeaCTBEHHO U3-
MEHEHHbIX OpraHM3MOB.

[eHeTn4ecKkasa MHXeHepus — 9TO HanpasneHHaa moangukaumss 6UoodnL-
€KTOB B pesynbraTe BBe4eHUS UCKYCCTBEHHbIX reHEeTUYECKNX Nporpamm.

[eHHas nHXeHepus - 9TO COBOKYMHOCTb npouenyp, No3BOMSALWMUX OCY-
LLIeCTBMNATL NepeHoC reHeTU4ecKoro Mmarepuana n3 ogHoro opraHuama B apy-
ron.

[eHHas (reHeTn4eckas) MHXeHepus npeacTaBnsier cobor KOMNIEKC Me-
TOAOB, KOTOPbI€ MO3BOSIAKT CO34aTb MCKYCCTBEHHYH reHETUYECKYH KOHCTPYK-
LINK0, BBECTU 3TY KOHCTPYKLINIO B OpraHn3amM 1 obecneunTb ee PyHKLMOHANbHYH
aKTUBHOCTb.

OCHOBHbI€ 3Tanbl FeHHO-UHXXEeHEePHbIX paboT

1) MNMony4eHune reHa, KoQNpPyoLEro Heo6xoaMMbIN NPU3HaK.

2) Co3gaHne UCKYCCTBEHHOW reHEeTUYECKOM KOHCTPYKUMU - BKIHOYEHUe
reHa B BEKTOP AJ15 NepeHoca B KIETKY-pPeLUnneHT.

3) MNepeHoc BekTOpa, coaepKaLlero HyXHbI reH N perynatopHble ane-
MEHTbI B UBMEHSAEMYIO KITETKY U OpraHn3m.

4) NoeHTndukaums n otbop KeTok, KoTopble NONYyYUIiv HYXXHbIA FeH 1 Y



KOTOPbIX NPOSABUIICA HEOOXOAMMbIN NPU3HaK.

B reHHON nHXXeHepun LLIMPOKO NCMOSb3YITCA ABa TUNna pepMeHToB - pe-
CTPUKTa3bl 1 nurasbl. PecTpukTasbl OTHOCATCS K rpynne 3HAOHYKNeas, To ecTb
OHUM cnocobHbl pa3dpesaTtb Monekyny AHK B cepeanHe. PecTpukTasbl ono3HatoT
onpeaeneHHy nocrneaoBaTeflbHOCTb HYKIeoTUaoB (Mn canT pecTpukLummn),
aKTMBUPYHOTCA N paspyLuatoT dpocdoamnadmpHble CBA3W MeXOy HyKneoTuaamm
B onpeaeneHHoM yyacTke uenun. CerogHs ncrnonb3yetcs okosio 600 pasnmnyHbIX
pectpuktas. [JHK-n1rasbl cnocobHbl hopmmpoBaTth hocdhoanapmnpHble CBS3N
Mexay Hykneotugamu. T PepMeHTbl COeANHAT (4acTo rOBOPST CLUMBAIOT)
dparmeHTbl JHK B ogHY Monekyny.

CnocoObl nony4YyeHUst reHoB

1. Beiaenenue reHa n3 HK.

N3onuposaHHyto OHK nogeepratoT pacwenneHuo pectpmukrasamm ¢ no-
cnegyrowmm OTAENEeHUEM HYXXHOro doparmeHTa. [1nsa atoro HeobxoamMmo 3HaTb
CTPYKTYPY Hy>XHOro yyactka HK 1 onpegenutb Hanmyme cantoB PeCTPUKLUN.
BoamoxHble npobnemMbl cBsi3aHbl C TPYAHOCTLIO NoAbopa pecTpukTasa Asisi Bbl-
AeneHns MeHHo HyxxHoro doparmeHTa OHK. [Nony4yeHHble pparMeHTbl YacTo
cogepxaT «nNuLHME» nocreaoBaTenbHOCTU HYKNeoTnaoB. B HaTUBHbIX More-
Kynax HK mMoxeT cogepXaTbCsl HECKONbKO CalTOB PECTPUKLUM ONA UCMOMb-
30BaHHbIX (OEPMEHTOB, MOATOMY MOXET (POPMNPOBATLCH HECKONBLKO hparMmeH-
ToB AHK. M13 cmecTn pparmMeHTOB HYXXHO ByaeT BblAeNUTb HYXXHbIN MeH.

2. KonuposaHue reHa metogom [MLP.

YAo6HO 1 BbICTPO, €CTb BO3MOXHOCTb KOMMPOBAHUSA CTPOro onpenereH-
HOW nocregoBaTenibHOCTU. [Ans 3Toro He06X0ANMO 3HaTb CTPYKTYPY reHa u no-
Aobpatb npanmepsbl K y4actkam [JHK, KoTopble HaxogsaTCca Ha rpaHuue Hyx-
HOro reHa.

3. CuHTE3 reHa Ha ocHoBe usonunpoBaHHoM maTpuyHon PHK. [ns atoro
ncnonbsyetca pepmeHT PHK-3aBucnumasa [HK-nonnmepasa (obpatHas TpaH-
ckpuntasa). Ha ocHoBe MPHK cuHTesnpyetca ogHa uenb Hykneotngos OHK.
3atem [JHK-3aBucumasn OHK-nonvmepasa Ha ocHOBE NMpuHUMNA KOMMIEMEH-
TapHOCTM cuHTEe3npyeT BTOPYHO Lenb [HK. N3BecTHO, 4To 3penaa mPHK nocne
3aBepLUEHNs cnrancuHra CogepXuUT TONbKO 3K30Hbl. [1oaToMy nonyyYeHHbIn
reH He COAEPXUT UHTPOHOB. Takasa cuTyauma yanobHa npu pabote ¢ baktepu-
SIMW, NMOCKOSbKY reHbl MPOKapUOTOB NULLEHBI MHTPOHOB U CNTAUCUHT Y HUX He
NPOUCXOANT.

4. CnHTE3 reHoB de NoVOo («C HYNs») C NOMOLLBLIO XMMUKO-(pepMeHTaTuB-
HbIX MeTOAOoB. [1ns1 3TOro HeoBXOAMMO 3HATb CTPOEHUE HYXXHOro reHa. Boamo-
XeH n gpyroun BapuaHT. Onpeaensem ctpoeHune ueneBoro 6enka. C yuetom re-
HETUYEeCKOro Kofa cocrtasngem nocnegosaTenbHocTb Hykneotngos [HK. 3a-
TeM CUHTE3NPYEM HYXXHbI reH. B aToM cnyyae CMHTe3MpOBaHHbLIM oparMeHT
AOHK Takke 6yaet cogepaTb TOMNbKO 3K30HBbI.

HeobxoauMMO MOMHUTbL, YTO HannuMe reHa-MuLWeHN HeJoCTaTOYHO ANd
peweHnsa Bcex 3agad. Mbl JOMKHbI NONYYUTb (PYHKLMOHUPYIOLLYIO reHeTnYe-
CKYIO KOHCTPYKLMIO, TO eCTb Heobxoauma TpaHCKpUNLUMS reHa U CUHTe3 CooT-
BeTcTBYytloLero 6enka. Takmm obpasom, HEOOXOAUMO Hannune perynaTopHbIX



aneMeHToB. B cozgaBaemyto reHeTU4eCKyo KOHCTPYKLMIO HEOOXOAMMO BKIItO-
YUTb NPOMOTOP 4SS reHa N TepMuHaTop. BO3MOXHO BKIOYEHME U OPYTUX pe-
rYNSATOPHbIX 31EMEHTOB (3HXaHCepbl, CanneHcepbl U apyrue).

Xapaktep ganbHeuwnx AencTBuUmM 3aBUCUT OT XapakTepa KIeTKu-peum-
NMeHTa.

Pabota ¢ 6akTtepusamu

bakTepun LWIMPOKO NPUMEHAIOTCA ANS Npon3soacTea 6enkos, NCNONb3y-
€MbIX B MEANLMHCKUX LEnsiX.

2) Co3paHne UCKYCCTBEHHOM reHETUYECKOW KOHCTPYKLUUK - BKIKOYEHME
reHa B BEKTOP AJS1s1 NepeHoca B KNETKY-PELNMNNEHT.

BekTop — 9TO MCKyCCTBEHHAsi KOHCTPYKLUMS, KOTOpasi UICNonb3yeTcs Ans
nepeHoca reHeTU4YecKkoro matepuana B KNeTKy-peununmueHT Kn, Kak rnpasuno,
cnocobHas kK camopennukawumu.

[ns 6akTepui B Ka4eCcTBe BEKTOPA YacTo UCNONb3YT Nnasmuabl. Nnas-
MUObl npeacTasnsaT cobon Hebonblne KonbueBuaHble Monekynosl [OHK,
Haxo4saLKMecs B uMTonnasmMme KrneTku oTaenbHo oT Hykneouaa. lNnasmuaa cno-
COBHbI NEPEHOCUTb B KIETKY HebornbLlyo BCTaBky (40 10 ThicaY nap HyKneo-
TMpoB). B HacTosilee Bpemsi CMHTE3NPOBaHbl ThbICAYM MNfiasmug, KOTopble
MOXXHO MCMNOSb30BaTb B reHHOW NHXEHepun. B nnasmuay 4acto BHOCAT reHbl
MapKepbl, KOTOpble MO3BOMNAT 0OHAPYXXUTb KNETKU, coaepxalume aTy nrnas-

Muay.

EcoRI Hindlll

11

BamHlI

Pstl \

Tetracycline
Resistance

pBR322
(4.36 kb)

Xmalll

Origin
of

Replication

E. coli pBR322 plasmid
showing restriction sites and Pvull
resistance genes.

Ha pucyHke npenctaBneHa CTPyKTypa WCKYCCTBEHHOM nnasmuibl



Mnasmunpa cogepxut 4362 napbl HYKNeoTUAoB. B Hel eCcTb y4acToK Havana
pennukaumn ori (Origin of replication). lNMNoatomy nnasmuaa Moxet obecneym-
BaTb cnHTe3 [1HK 1 pasmHoxatbca B E. Coli. [nasmuaa cogepXnTt reHbl yCTom-
YMBOCTU K ABYM aHTUOMOTMKAM — aMNULMUIIIUHY N TETPALMKIIUHY. OTO MOXHO
MCNONb30BaTh AN OOHapYXXeHUs KNETOK, coaepKalmx aTy nnasmuay. B nnas-
muae 6onee 40 canTtoB PeCTPUKLUMM ANSA pasfiMYHbIX PECTPUKTa3 (4acTb U3 HUX
OTMeYEeHbI CTpernkaMm Ha PUCYHKE). JTO MO3BONSAET paspesaTb nrasmuagy u
BHOCUTb B HE€ UCKYCCTBEHHbIE reHeTUYEeCKNEe KOHCTPYKLINN.

3) MNepeHOC BeKTOpa, COAEPKALLETO HY>KHbIA rEH N PEryNATOPHbLIE are-
MEHTbI B U3BMEHSIEMYIO KITETKY UNU OpraHmn3m.

Ha3oBeM iBa OCHOBHbIX MeTofa, KOTOpbIe MO3BOMNAT BHEAPUTL CO3aH-
HYIO NMnasmMuay B KIETKY.

A) bakTepun obpabatbiBatoT CaClz, pobaensatoT nnasmmasl U KpaTkoBpe-
MeHHO HarpesatoT Ao 42°C (noasepraloT TennoBOMY LLUOKY). Takoe Bo3gewt-
CTBWE BbI3bIBAET 0a30BLIM Nepexoq NMnuaoB MemMopaHbl N3 ABYXCITONHOIO CO-
CTOSIHMSI B HEOObIYHOE rekcaroHanbHOEe COCTOSAHME. JTOT (Pas3oBbIM Nepexon
CONpOBOXAAaETCA ObICTPLIM NOrMOLWEHNEM 3K3oreHHbIX mMosnekyn OHK (B Tom
Yucrne co3gaHHbIX HaMK Nasmua).

B) OnekTponopauus.

recombinant DNA
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Introduce the gene to Apply the electric pulse; pores After the electric pulse, the
the cell. form in the cell membrane and pores reseal and the gene
the gene enters. remains in the cell.

bakTepun nomewaroT B cpeny, coaepxawy nnasmuabl. KpaTtkoBpe-
MeHHO (10- 20 MunnucekyHa) OENUCTBYIOT TOKOM C HanpsbkeHnem 200 - 300
BonbT. B MembBpaHe kneTtok cosgatotca nopesl. Nog gencremem ocmoca (no rpa-
ANEHTY KOHLUEHTpaumm) nnasMmmabl NocTynatwT B LMTONnasmy Krnetku. Knetka
npw aToM Habyxaer. Nocne npekpalweHnst AENCTBUS SNEKTPOMArHUTHOrO Moss
LLleNIOCTHOCTb MeMOpaHbl BOCCTaHaBNMBAETCS M Nna3Mmnaa OCTaeTcs B KNeTke.
YacTtb knetok norndaet. Ot 60% 0o 80% BbIKMBLUMX KMNETOK CcoaepXaT nnas-
MUAbI.

O6patnte BHMMaHWE, YTO METOA AfeKkTponopaunn yHmeepcanbHbln. OH
no3BonsieT paboTaTb KakK C KNeTkaMn NPOKapuoTOB, Tak U C KIETKaMu ayKapu-
OTOB.



) NoeHTudmrkaumnsa n otbop KNeTok, KOTopble NOSTYYUIN HYXKHbIA FTEH U Y KOTO-
pbIX NPOABUIICA HEOOXOAMMbIN NPU3HAK.

Kak npaBuno otbop nposogutcs B 2 atana. CHavyana onpegensieMm Hanu-
Jyue nrasmug B KreTkax. B kayecTBe npumepa paccMoTpum paboTy ¢ nrasmu-
aoun pBR322. NnasMmnga coaepXmT reHbl, Kogupyowme yCTONYNBOCTb K aMnu-
LUUIANHY U TETpaunknuuy. MoamuumnpoBaHHble KNeTKM BbipalluBaemM Ha nu-
TaTenbHOW cpede, cogepXallen OAWH N3 3TUX aHTMOMOTMKOB. Baktepun,
YCTONYUBbIE K aHTUBNOTUKY, Pa3MHOXKAKOTCHA N (POPMUPYIOT KONOHUKN. DTN Bak-
Tepun cogepxat nnasmuay. B ganbHenwem onpenensoT Hanudme U akTuB-
HOCTb HY>XHOro Ham reHa. MoxHo ncnonb3osatb [LP. 13 6akTepuii BbigenstoT
AOHK n nogbupaem npanmepsbl, KOMNIEMEHTaAPHbIE K rPaHULaM reHa-MULLEHN
(Mnn K pparmeHTy reHa). MNMonoXuTenbHbIN pe3ynbTaT yYKkasbiBaeT Ha Hanuyme
HY>XHOrO reHa B KrneTkax. [lanee 6aktepum KynsTUBUMPYIOT U ONpeaensitoT Hanm-
yne B cpefe Hy>xHoro Ham 6enka. Hanbonee npogyKTuBHbIE WTaMMbl OTOK-
palT U UCNONb3YT B NPON3BOACTBE DErKoB.

[MponsBoacTBo 6enKoB ABNAETCA BeCbMa CNOXHbIM npoueccoM. [NpoaykT
HY>XHO BblAENUTb N3 NUTaTESNIbHOW Cpebl, O4UCTUTL OT NpUMecen, 4OBECTN 0
HY>XHOW KOHLUEHTpaunm n Tak ganee.

HyxHO yrnomsHyTb 06 elle ogHon npobrneme. B kneTkax 3aykapnotoB
NpakTU4eckn Bce Berku NpoxoasaT NOCTTPAHCIISAUMOHHbIE MoaudUKaunn. 3To
NPUXOANTCA YyYMTbIBATL NPU NPOU3BOLCTBE HY)KHbIX BELLECTB.

B kayectBe npumepa paccMoTpuMm WMHCYNUH. KneTka BbipabaTbiBaeT
BonbLwon 6enokK - NPOMHCYIWH, OT KOTOPOro cneuuanbHbii epMeHT oTaenseT
doparmMeHT, KOTopbIM Ha3dbiBaloT C-nentugoM. B pesynbrate Takon o6paboTkm
obpasyercsa nHcynvH n C-nentug,.
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[Mpn nonyyYeHnn nepBbiX BApUaHTOB rEHHO-UHXEHEPHOro UHCYNMHa pas-
Hble WwTammbl E. coli npogyuuposanun A v B uenu nHcynuHa. benku oumwianm,
MHKYBUpoOBanu npun onpeaeneHHbIX yCrnosusax, gopmMmpoBanucb aucynbduna-
Hble CBA3M U NosiBNANacbk Mornekyna MHcynuHa. B HacToswwee Bpema 6aktepum
BblpabaTbIBalOT NPOUHCYNnH, 6enok obpabateiBaoT dhepmeHTamm n opmMu-
pyeTCAa UHCYIIMH.

PaGoTa c knetkamu yesnoBeka.

1) MNony4eHune reHa, KoQNpyoLEero He06xoaMMbIN NPU3HaK.

OTOT aTan onucaH BbiLle.

2) Co3gaHne UCKYCCTBEHHOW FeHETUYECKOM KOHCTPYKUMU - BKIHOYEHUE
reHa B BEKTOP AJ15 NepeHoca B KNETKY-PeLUnUeEHT.

Uallle Bcero B kayecTBe BeKTOpa UCMNoNb3yTcsa BUpYChl. Bupyc ¢ nomo-
LLIbIO peLenTopoB B3aUMOAEWCTBYET C KNETKOM-MULIEHbIO. B3anmogenctene
peuenTopoB onpegensieT TPOMHOCTb Bupyca (CNOCOBHOCTb MNPOHMKATb B
KNeTKn onpeaeneHHblx TkaHen). 3bupaTtenbHOCTb AENCTBUS BUpYCca He abco-
NtoTHA. TPONHOCTb NO3BOSISIET OrPaAHNYUTL BUAbI KITETOK, C KOTOPbLIMW B3aUMO-
aeuncTsyeT BMpyc. [locne NPOHMKHOBEHUS B KITETKY BUPYC TEPSAET Kancua u HyK-
neMHoBas KUCoTa BUpYyca NPOHUKAET B S4PO0.

Ha cerogHawHMM geHb NpeanoXeH Lenbin psig BUPYCHbIX BEKTOPOB AS1S
3P PEKTUBHON TPAHCAYKLMN FTEHETUYECKOTO MaTepuarna Ha OpraHM3MeHHOM
YPOBHE, KaXKabli UMeEeT CBOM AOCTOMHCTBA M HegocTaTkn. Hambonbluee pas-
BUTUE MONYyYUn BEKTOPbI HA OCHOBE afleHOBUPYCOB, ajeHO0acCOoLMNPOBaH-
HbIX BMPYCOB, BUpYyCa NPOCTOro reprneca, peTpoBMpyCcoOB U JIEHTUBUPYCOB.
OHun pasnunyaloTcs No XapakTepy KNeTok-MuLLeHen, pasmepy nepeHoCcnMmon
reHeTUYeCKON KOHCTPYKLNN, MHTEHCUMBHOCTN MMMYHHOIO OTBETa Ha BUpPYC.

Hy>xHO BblaennTb ageHoaccounnpoBaHHble Bupycol (AAB). OHu He mo-
ryT pa3MHOXaTbCH, €CNU B KINETKe-MULLEHN HEe Haxo4UTCS eLle OguH BUpPYC
(Hanpumep - ageHoOBMpPYC). DTN BUPYCbI HE ABNAOTCA NAaTOreHHbIMU ANA Ye-
noseka. Cogepxat ogHouenodeyHyto [1HK, yto obneryaet paboTy c reHeTu-
Yyecknm matepuanom. AAB NMerT HECKONbKO CepOnormMyecknx BapmaHTos,
KOTOpble pas3nuyaroTca aHTUreHamMmm 1 TPOMHOCTbLIO K PasfNUYHbIM KIieTKam Yye-
noBeka. 9ta 0COb6eHHOCTb No3BONAEeT nogobpaTb BapnaHT BUpyca Ans gen-
CTBUSA Ha 3aJaHHble KNeTKU-MuLeHun. Npn NPOHNKHOBEHUU B KINETKY MHOIMe
AAB He BCcTpaunBaloTCA B XpOMOCOMY, @ (POPMUPYIOT B SApe CaMOCTOATENb-
Hyt0 KonbLesyto monekyny [HK. Takyto CTpyKTypy Ha3biBalOT aNMCOMOWN. JTa
0COBEHHOCTb CHUXAET PUCK OTpULaTENbHbIX NOCNEACTBUIA reHoTEepanuu.
ONUCOMbI OO0 COXPAHAKTCS B HEOENSALMXCA KneTkax n obecnednBatoT aKe-
npeccuto BHegpeHHoro reHa. B 2026 rogy oba 3apernctpupoBaHHbIX B Poc-
CUN FEHHO-NHXEHEePHbIX Npenapara (30freHcMa 1 NyKCTypHa) co3daHbl Ha oc-
HoBe AAB.

[Mpwn co3gaHum BeKTOopa reHeTUYeCcKnn martepuan Bupyca yoansercd ya-
CTUYHO U NOMHOCTLI0. B BEKTOP BHEOPST HYXHbIW reH. B gaHHoOM cny4yae
4acTO UCNOSb3YKT KOHCTUTYUTUBHbIE NPOoMOTOpPbl. OBBIMHO ANS B3auMoaen-



ctBua npomoTtopa ¢ PHK-nonumepason n aktnsaumm oepMeHTa HyXHbl pak-
TOpbl TpaHCKpUNUun. KOHCTUTYUTUBHBIN NPOMOTOP CaMOCTOATENbLHO obecre-
yuBaeT akTuBaumo PHK-nonnmepasbl. 31a 0COOEHHOCTb MNO3BOSISET MNOMNyYnTh
BbICOKMIW YPOBEHb 3KCNPEeccun BHeOPEHHOrO reHeTUYEeCKoro maTepuana.

3) MNepeHoc BekTOpa, coagepXallero Hy>XXHbI reH N peryrnsaTtopHble ane-
MEHTbI B USMEHSAEMYIO KITETKY UM OpraHu3mM.

[Mony4eHHbIN BEKTOP BBOAAT YerioBeky. Cnocob BBeAEHUS 3aBUCUT OT Xa-
pakTepa KneTok-MULLEHEN.

HocTnxeHns reHHOM UHXeHepun (NnpenapaTtbl, KOTOPble UCMONb3Yy-
IOTCA B NpaKTUKe 3apaBoOXpaHeHUs)

Mpenapat JlykcTypHa npeactaBndaet cobon npenapaT reHHOM Tepanun.
[MpumeHseTca anga nevyeHns B3pOCnbIX U AeTen C NoTepen 3peHns B pesyrb-
Tate HacneaCcTBEHHOM ANCTPOdOUN CETYATKM, BbI3BAHHOW MyTauUUSAMN reHa
RPEG5. 311 myTauum NpenaTcTBYOT BblpaboTke B opraHname Heobxoanumoro
Ans 3penust 6enka, NnpuBoOAS K CHUXKEHWNIO 3PEHUS 1 BO3MOXHOW CrienorTe.
[encTByloLLEee BeWeCTBO npenapara npeacraBnseT cobon N3MeHEHHbIN
AAB, cogepxawmm pabouyto konuto reHa RPEGS, KoTopbIn nocne nHbLeKumnm
AOCTaBNseT 3TOT EH B KNETKU CeTYaTKN. JTO JA€ET ceTyaTKe BO3MOXXHOCTb
npounssoanTb 6ernku, Heobxoanmble Ansa 3peHns. lNpumeHsemsln 4ns go-
CTaBKM reHOB BUPYC He Bbl3blBaeT 3aboneBaHuin Yenoseka. icnonb3oBaH
npomoTop CAG. 3T0 CMHTETMYECKUI TMBPULHBIA MPOMOTOP, KOTOPbIA UCMOSb-
3yeTcs 4N BbICOKOW M MOBCEMECTHOW 3KCMPECCUM TPAHCTEHOB B KIleTKax
mnekonutarowmx. HasgaHne « CAG» gaHO No MMEHU TPEX OCHOBHbIX KOMMO-
HEeHTOB: paHHero aHxaHcepa umutomeranosupyca (CMV), npomoTopa Kypu-
Horo B-akTnHa (CBA) n akuenTtopa cnnancuHra reHa B-rnobuHa kponvika.
[Mpenapart JlykcTypHa Ha3HayaloT TONbKO B TOM Crnyyae, ecnu pesynsraThl re-
HETUYECKOro UccnefoBaHus MOKaXyT, YTO CHWXKEeHUe 3peHnst 06ycrnoBneHo
MyTauusmm B reHe RPEGS.

3onreHcMa — 3TO reHoTepaneBTUYeCKU npenapart, npegHasHayYeHHbIn
Anga sBegeHnsa pyHKUMOHaNbHOW KON reHa BbXXKMBaAHUA MOTOPHbIX HEMPOHOB
1 (SMN1) B TpaHCOyUMPOBaAHHbIE KNETKM AN YCTPaHEHUSI MOHOIEeHHOW NepBo-
NPUYUHBLI CMHaNbHOW MblwedHon aTpodumn (CMA). Oxngaetcq, Yyto bnaro-
Aaps BHELPEHUIO B MOTOPHblE HENPOHbI anbTepHaTMBHOIO MCTOYHMKA 9SKC-
npeccun 6enka SMN, npenapaT obecnedunT BblXXMBaHNE N KOPPEKTHOE (DYHK-
LMOHNPOBaHME TPaHCOYLMPOBAHHbLIX MOTOPHbIX HEMPOHOB.
3onreHcMma npeacTtaBnsier cobon He pennmuUUpYOLLMACA PEKOMBUHAHTHbIN
ageHoaccouMNpPOBaHHbIA BUPYCHBLIN BEKTOP, KOTOPbLIA WCNOMb3yeT Kancui
agieHoaccoummpoBaHHOro Bupyca cepotuna 9 (AAB9) ona gocrtaBku ctabunb-
HOro, MOSTHOCTbIO (PYHKUMOHANBbHOrO TpaHcreHa 4denosedeckoro SMN. Ycra-
HoBneHo, 4YTo kancug AAB9 cnocobeH npoHunkaTb Yepes remaToaHuedanmye-
CKu Bapbep U TpaHCcAyuMpoBaTb MOTOPHbIE HEMPOHLI. FfeH SMN1, cogepxa-
LMACS B NpenapaTe, npegHasHayeH ang 1oro, Ytobbl nepcucTnpoBathb B sgpe
TpaHCOyUMPOBaHHbLIX KIeTOK B Buae anucomansHon OHK. lNpegnonaraetcs,
4YTO OH ByaeT cTabunbHO 3KCMPECCMPOBaTLCA Ha MPOTSHKEHUU ONNTENBHOMO



BpeMEHM B NOCTMUTOTUYECKMX KneTkax. CnocobHocTb Bupyca AAB9 Bbi3biBaTb
3aboneBaHue y 4YeroBeka Hem3BecTHa. TpaHCreH BBOAUTCS B KINETKU-MULLIEHN
B BMAE CaMOKOMMIEMEHTapHOW [OByXUENOYe4YHON MOMeEKynbl. JKCrnpeccus
TpaHCreHa perynmpyeTrcsi KOHCTUTYTUBHBIM NPOMOTOPOM (rmbpug npomoTopa
reHa KypuHoro P-akTuHa n sHxaHcepa TpaHCKpUnuumn umMtoMeranosupyca), Ko-
TOpbI obecnevYnBaeT NOCTOAHHYIO U YCTONYMBYIO aKkcnpeccuto 6enka SMN.

WNHcynuH

PonnNuKynoCcTMMynMpyroLLMin FOPMOH Yenoeka (npenapat MNpumanyp)

PekomMbuHaHTHbBIM anbbymMuH YenoBeka. AKTUBHas hapmaueBTuyeckas
cybCcTaHuus M3roToBreHa W3 PEKOMOMHAHTHOIO WHXEHEPHOro LTtamma
apoxoken Pichia Pastoris ¢ BbICOKOM aKcnpeccuen YenoBe4eckoro anboymmHa
N nornyyeHa B pesyrnerate oepMeHTauum, npenapaTtmBHOro BblAeNeHus, rpy-
GO 1 TOHKOM OYUCTKM, BKtoYast appmHHyo xpomatorpaduio, yrnstpadunb-
Tpauuto, KOHLLEHTPUPOBaHME.

9T Tpu npenapara npoussoasaTca B Ceepanosckon obnactu Ha 3aBoae
«MepgcuHTes».

[opMOH pocTa

NHTepdepoH-anbda

NHTepgepoH-ramma

OpPUTPONOSTUH

[paHynounTapHbIN KOSTOHNECTUMYITMPYHOLLIMK (DaKTOp YesioBeka

daktop cBepTbiBaHnA kposu VIl yenoBeyecknin pekoMOMHaHTHbIN

BakuuHa npoTtus renatuta B. [peacrasnset cobon npenapart Ha OCHOBE
NOBEPXHOCTHOrO aHTUreHa Bupyca renaturta B, nony4eHHOro Metogom pekom-
6uHaumn OHK Ha KynbType Apoxoken, TpaHCPOPMUPOBAHHbLIX MyTEM BKOYe-
HUSA B UX FEHOM reHa, KOAUPYHLLEro NoBepXHOCTHbLIN aHTUreH BUpYyca renatuTa
B.

BakuuHa MNapgacun. KesagpuveaneHTHas BakuuHa NpoTuB BMpyca nanusi-
nombl Yernoseka (BIMY). BakumHa npeactaBnsetr cobon CMeCb BbICOKOOUULLIEH-
HbIX BMpPYCcONogOOHbIX YacTuy, PEeKOMOUHAHTHOrO OCHOBHOMO KarncwugHoro
6enka (L1) BIMY tunos 6, 11, 16 n 18. benkn L1 npogyuunpytotcs nytem pas-
aenbHoW  pepMeHTauMm B PEKOMOMHAHTHbLIX  KNeTKax  ApOoXCoKen
Saccharomyces cerevisiae n o6pasyoT BUpyconogobHble YacTuubl NyTeEM ca-
Mocbopku. BupyconogobHble YacTuubl Ans Kaxgoro Tvna ouuwatoTesa u aa-
copbuMpyoTCS Ha anNtOMUHUIN coaepKaLleM agbloBaHTe (aMOPdHbIN MMOPOKCK-
docartcynbdaTt antoMuHus). MicnonbayoT Ang npodunaktuku 3adonesaHum,
BbI3bIBAEMbIX BUPYCOM Manunsiiomsl Yernoseka Tunos 6, 11, 16 n 18. K Hum ot-
HOCATCS paK LLUENKN MaTKW, BYSibBbl U Briaranuiia; reHuTasnbHble KOHAUITOMbI.

Owmanusymab, eHonap. 310 pekoMOWHAHTHbIE MOHOKIOHanbHble 1gG
aHTUTena, KoTopble CenekTUBHO cBA3bIBatoTCA ¢ IgE Yenoseka. NonyyatoT no
TexHosnornn pekombuHanTHon HK B cucteme gna akcnpeccuu, npeacraBnex-
HOW KneTkamu SIMYHUKOB KUTaMCKOro xomsidka. MicnonbayoT B nevyeHmmn OpoH-
XnanbHOW acTMbl.

NHpnnkcumab, ataHepuenTt, Tounnuaymad -ona nevyeHns toBEeHUNbHOMO
nomonaTnyeckoro apTpura, peBMaTongHoro apTpura.



Toumnuaymab pekomMObrMHaHTHOE MOHOKITOHaNbHOE aHTUTENO K YerioBe-
Yyeckomy peuenTopy utepnernkmHa-6 (UJ1-6) s nogknacca IgG. AHTUTENa npo-
N3BOAATCS C UCMOSIb30BAHUEM KINETOK MIIEKONUTAOLNX (KNETOK ANYHMKA KU-
Tanckoro xoms4ka). Toumnuaymadb cesasbiBaeTcs peuentopamu AJ1-6 nHrmbu-
pyeT onocpenoBaHHyto UJ1-6 nepenady curHanoB Yyepes 3Tn peLenTopbl.

OTaHepuenT. [MpeacrtaBnaet cobom rubpuaHyo ANMeEpHY0 6enkoByto Mo-
NeKyny, COCTosILLY0 U3 peuentopa daktopa Hekposa onyxonu (PHO), coeau-
HeHHyto ¢ Fc pparmeHTOoM Yyenosedeckoro IgG1. MNpoayuupyetca ¢ npumeHe-
HWueM TexHonormm pekomonHaHTHon [JHK Ha kneTkax SUYHUKOB KUTAMCKOrO XO-
MsiYKa. QTaHepUenT SBMSETCS KOHKYPEHTHbIM MHIMBuTopom ceasbiBaHna PHO
C ero peuentopamMu Ha NOBEPXHOCTU KIETKWU, N, TakKnm obpasom, UHrmbumpyet
BGuonornyeckyto aktmHoctb PHO.

NHprnnkcumab. XumepHble MbllHO-YenoBeveckne |IgG MOHOKMOHasb-
Hble aHTUTena, coctoswme u3 BapuabernbHon (Fv) obrnacTu MbIWKHBIX MO-
HOKIOHanbHbIX aHTUTENN K hakTopy HEKpO3a onyxonu-anbda n gparmeHTa Mo-
nekynbl lgG yenoBeka. CBA3bIBAaeTCA C (PaKTOPOM HEKpPO3a onyxonu-anbda u
CHWXaeT ero oyHKUMOHaNbHy akTUBHOCTb.

Puktycumab. ['eHHO-MHXeHepHOoe XMMepHOe MbILLMHO-YennoBevyeckoe Mo-
HokroHanbHoe aHTuTeno IgG k antureHy CD20. AHTureH CD20 akcnpeccupy-
eTCcs Ha noBepxHocTn B-numdounTtos. MNpu ceasbiBaHnun ¢ CD20 putykcnmab
BbI3bIBaeT Ni3nc B-kneTtok. [NpoTmMBoonyxonesoe CpeacTso.
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