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GENE THERAPY -
FANTASY OR REALITY

0. O. FAVOROVA

The paper deals with gene
therapy which is crucially
new approach for treat-
ment of hereditary, cancer
and infectious diseases.
The incorporation of the
additional functioning
gene in cells of a patient
provides either a correc-
tion of the hereditary mis-
take of metabolism or an
acquisition by the organ-
ism of new features that
are responsible for a
patient’s recovery.

B ctatbe onucaH npuHUM-
nuaribHO HOBbIN NMOAX0A4 K
JIe4eHUI0  HacsiefCTBeH-
HbIX, OHKOJIOTUYECKNX M
UHPEeKYNOHHbIX 3abore-
BaHWN — reHHas1 Tepanusi.
B krnetku 60s1bHOro BBO-
ANTCSA  [OMNOJSIHNTESIbHbIN
OYHKLUOHNPYIOLYUIA TEeH,
KOTOPbIN NN ucrpasrisiet
BPOXXAEHHYI0 oWnNbKy 06-
MeHa BelecTB, WU Mpu-
AaeT opraHusMy HOBble
cBowcTBa, 6rarogaps Ko-
TOPbIM MPOUCXO[UT Bbl-
30poBrieHue nayneHTa.

JIEMEHUE FEHAMMU -
GAHTACTUKA
WU PEANIBHOCTDL?

O. O. ®PABOPOBA

Poccuiickuii rocyfapCTBeHHbIA MELQULUNHCKUIA YHUBEPCUTET

BMECTO BBEJEHUA

CerogHs KaxIoMy CTapllIeKIacCHUKY W3BECTHO,
YTO eeHemuueckas uHghopmayus, 3aKoJMpoBaHHas B MO-
cnenoBareibHocT ocHoBaHuilt JIHK, HampaBnser u
kouTposnupyet cunte3 PHK u 6enkos. ITosromy eendm —
coBoKymnHocTh MoJjiekysn JIHK B kaxmoit oTmelbHON
KJIeTKe — MpeacTaBisieT coboii “KHury cymebd” opra-
HM3Ma, B KOTOPOi1 3aMKcaHo, Kak 3TO XKMBOE CYIIECTBO,
OyIb TO YeJOBEK, XXMBOTHOE, pacTeHHe, MUKPOO WU
BUPYC, BBITJISIIMT, XKUBET W TiepeaaeT CBOM CBOMCTBA
cienyouieMy MoKoJjeHuo. ¥ MHOTOKJIETOUHbIX Opra-
HU3MOB 3Ta TeHOMHasl KHUTa pa30uTa Ha IJIaBbl — Xpo-
MOCOMbL, a CTPAHUIIAM COOTBETCTBYIOT OTICIIbHBIC 2eHbl —
OCHOBHBIE €IVHUIIBI HACIEICTBEHHOCTH, Kaxmas u3
KOTODPBIX HECET FreHeTUYEeCKYI0 UHMOPMALUIO JIJIsT OM-
peneneHHoro 6enka unu PHK. YBbI, B 3Ty KHUTY, KaK U
B HaOpaHHYIO TUIIOTpapCKUM CIIOCOOOM, 3aKpabIBa-
IOTCSI OTIEYaTKU: MOXET OBbITh MPOITyIlleHa, BCTaBIeHa
WY 3aMeHeHa Ha JAPYIylo OTaenbHasi OykBa (HYKJIeo-
tuaHbI octatok JIHK), a muHOrma nmponcxonut BcTaBKa
WY yTpaTa OOJBbIIOro parMeHTa TeKCcTa — HECKOJb-
KUX CTpaHMII WU IJaBbl. Takue M3MEeHEeHUsI TeHeTh4e-
CKOTO0 MaTepuasa Ha3blBalOTCs Mymayusmu, i €CJiu My-
TallUM MCKAXaloT MH(POpMaLIUIO, 3aNTMCAHHYIO B TeHax,
WM 3aTParuBaloT PeryJIsiTOpHBIE 00JIACTHU, TIPUBOIS K
BBIKJIIOUEHUIO TEHOB, TO OHU SIBJISIIOTCS IPUYMHON 2e-
Hemuyeckux 3aboneeanuti. Ecnu monoOGHbIE MyTaluu
MPOUCXOJST B KJIETKAX 3apOJIbIIIIEBOTO MYyTH OpraHU3-
MOB, Pa3MHOXKAIOIINXCS TIOJIOBBIM ITyTeEM, TO OHU TIe-
penaloTcs Mo HacJIe[CTBY M 3a00jieBaHWE CTaHOBUTCS
HacaedcmeeHHbIM.

B Mupe Kaxablii cCOTbI peOEHOK POXKIAETCS C CEPh-
€3HBIM HaCJIEZICTBEHHBIM e(heKTOM, U KOJTMYECTBO Ta-
KUX nedeKToB HeyMoJuMO pacTeT. HaciencTBeHHBIC
OTKJIOHEHMSI, KaK MPaBWIO, IPUBOIAT K (HDU3NUECKUM
WY YMCTBEHHBIM HapyIIEHUSM U TIPeXAeBpEeMEHHOMN
cMmeptH. st GONBIIMHCTBA U3 M3BECTHBIX B HACTOSI-
mee Bpems 6osee gem 4000 HacIeaACTBEHHBIX 3a00J1e-
BaHUI He HalIEHO 1OCTaTOYHO 3(P(PEKTUBHBIX CIIOCO-
0OB JieueHus.

CriaceHMeM OT HacJIeACTBEHHBIX 3a00JeBaHUM
MOTJIO OBl CTaTh BBEACHKUE B OPraHU3M OOJBLHOTO He-
MOBpPEXIeHHONM Kommu MyTaHTHoro ydactka JJHK.
Wnest, eme HemaBHO KaszaBIIascs (haHTaCTUYECKOM,
CTAHOBUTCSl BIIOJIHE peajibHOM Oaromapsi JOCTUXe-
HUSIM B OOJIaCTU eeHemu4eckoil uHxiceHepuu. DTa TeX-
HOJIOTHSI TTIO3BOJISIET BBIAEJSITh MHANBUAYATbHbIE TEHbBI
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u nocnenoBarenbHoct JAHK (kaonuposams JHK), a
3aTeM HaIpaBJICHHO U3MEHSATH UX B IPOOMPKE, Co3maBast
pexombunanmuyio /IHK — HOBbIE coUeTaHUS MOCIeA0BA-
TEJIbHOCTEN HYKJIEOTUIOB. MoJeKysbl peKOMOWHAHT-
Hoit IHK, conmep:kaliye HemoBpeXXIeHHYIO KOITHIO MY-
taHTHOTO yyactka JJHK 1 ckoHCTpynpoBaHHBIE TAKUM
o0pa3oM, YTOOBI MX MOXKHO OBLJIO BBECTU B KJIETKU HO-
BOT'O XO35IMHA, CMOTYT 3aMEHUTh MOBPEXAEHHBIN T'eH,
HampasJisisi CUHTE3 HEOCTAIOUIETO MPOAYKTa, WIM Xe
3aCTaBsIT pabOTaTh UMEIOIIUIACS Y XO3I1MHA, HO BBIKITIO-
yeHHBIN reH. [Ipoun3oiiner n3aMeHeHNe TeHETUIECKOro
Marepuajia OpraHu3Ma, WM ero eeHomuna, U Kax cief-
CTBUE — UCIIpaBJIEHUE BPOXIEHHON OIMOKM oOMeHa
BemecTB. HacrencTBeHHoe 3abojieBaHMe OyIeT M3Jie-
YEeHO TP TIOMOIIYU eeHOmepanui.

Enie omHYM BaXHBIM HampaBieHWEM FeHOTepanuu
MOXET CTaTh HallpaBJIeHHOE IIPUBHECEHUE CBOWCTB,
paHee He MPUCYIIUX TAHHOMY THUITY KJeToK. I[Ipenmo-
JlaraeTrcsi, 4To, BBOISI B OpraHW3M HOBBIE, HE CBOMCT-
BEHHBIE €My T'€HbI, MOXHO OyIeT IeYUTh OHKOJIOTUYEC-
Kue, MHGEKIIMOHHbIE 1 ayTOUMMYHHbIE 3a00J1eBaHUsI.

METO/Abl MEPEHOCA “NEYEBHbIX” TEHOB

Merton reHoTepanuy HAXOOWUTCs MOKa HAa paHHEM
CTamUM pPa3BUTHsI, XOTS BBHITIOJIHEHA 3HAYWTEIbHAS
4acTh pabOThI IO CO3IAHUIO CIIOCOOOB IIepeHOCca TeHOB
JTabOPaTOPHBIM XUBOTHBIM. 2KMBOTHBIE, HECyIlle Yy-
JKEPOAHBI TeH, TMOJYyYUIU HaA3BAHUE MPAHCSEHHBIX.
ITepBble TpaHCTEHHBIE MBI — OCHOBHOM OOBEKT IS
NaJIbHEMIINX MCCAeOOBaHUII — OBLIM IIOJIyYeHBI B
1981—1982 ronax, a yxxe B 1985 rony BolOpaHHbIE yde-
HBIMU TEHBI OBUIM TIEPEHECEHBI CEeIbCKOXO3SMCTBEH-
HBIM KUBOTHBIM (KpPOJIMKaM, CBUHBSIM W OBIIaM) C IIe-
JIBIO YIYYIIIEHWST TIOJE3HBbIX MJIS 4YesloBeKa CBOWCTB.
IMapasienbHO aHATOTUYHbBIE YCIIeXU ObUTM JOCTUTHYThHI
C PacTeHUSIMU.

[lepBas ycrieiHas rmomnbiTKa TPUMEHUTb TeHOTepa-
MU0 B KIMHUYECKOM MpaKTUKe Obla MpeANpUHSTA B
1990 rony B CLLIA. PeGeHKy, cTpagatouiemMy peaKkum 3a-
0OJIeBAaHUEM — MANCENbIM KOMOUHUPOBAHHBIM UMMYHOOe-
@uyumom, — KOTOpOe CBSI3aHO ¢ Ae(eKTOM reHa, Koau-
pytoniero GepMeHT aneHO3WHIe3aMHAa3Y, Obllla BBeICHA
HemnoBpeXaeHHasi Konus reHa. M XoTsl ucnosib3oBaH-
HBII METOJI Mpe/IioarajJ MHOTOKPAaTHOE BBEACHUE Te-
Ha Ha TPOTSDKEHWM BCEW XXKU3HW TallMeHTa, TO €CTbh,
CTPOTO TOBOPSI, He 0OecTieurBaIl TTOJIHOTO U3JICUeHMUS,
Obl1a OTKPBITA HOBAs 9pa B MEAUIIMHE.

Cyl11ecTBYIOT HECKOJIBKO MOAXOA0B K JICYSHUIO Te-
Hamu. [eHbl MOXKHO BBOAUTH B MOJIOBBIE KJIETKHM (CIIep-
MaTO30MIbl WIN STUIEKIETKN), B KJIETKA S9MOpHOHa Ha
PaHHMX CTAAUSIX PA3BUTHS JTMOO B coMamu4eckue Knemru
(KJ1eTKM Tena, KpoMe MOJIOBBIX WY UX MPeIIIeCTBEHHH -
KOB). BBeneHMe reHOB B ITOJIOBBIC KJIETKU O3HAYAET, YTO
MpUOGPETEHHOE CBOICTBO OYIET IMepeaaBaThes U3 ITOKO-
JIeHus B okosieHne. IMeHHO 3TOT MeTOo. IIIMPOKO MC-
MOJIb3YEeTCs MPU MOJTYYEHUM TPAHCTEHHBIX XXUBOTHBIX,
HO OH BpPSJI I MPUMEHUM K JIIOISIM U3 STUYECKUX CO-
obpaxeHuit. JlelCTBUTEIbHO, UMeEM JIM MBI TPaBO
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BMEIIIMBAThCS B 3BOMIOLIMIO yeioBeka? OmpaBmaH Jn
PVICK BHECEHUSI B TCHO(OH T U3MEHEHUI, BeIlb MBI €111e
HE 3HAEM BCEH CIIOXKHOU CUCTEMBI B3aUMOJCHCTBUS Te-
HOB M MX PETYJISILIMU U, 3aMEHSISI ONWH “O0JIbHOI” T'eH,
MOXeM HapylIUTh pabOTy APYTUX U TEM CAMbIM BMECTO
OXMIABIICHCS TTOIB3bI TPUHECTH BPEI, a MOXET OBITh,
¥ rubeIb YeJ0BeKy Kak BUIy. [eHoTepamnus comaTuyec-
KHUX KJIETOK B OTJIMUME OT MOJOBBIX 3aTparuBaeT opra-
HU3M TOJILKO CaMOT0 MalieHTa 1 M03TOMY pa3padaThl-
BaeTcsl B KavyecTBe OCHOBHOro momxona. [lpu atom
0oJbIIIOe 3HAYEHNE MMEET MPaBWIbHBIM BHIOOD THUIIA
COMaTUUYECKUX KJIETOK, KOTOPbIE JOKHBI 00eCTIeUnTh
IJTUTEIbHOE coXpaHeHue U (YHKIMOHMPOBAHUE BHE-
CEHHOTO “JIe4eOHOT0” reHa.

HacnenctBeHHble 3a00eBaHUsSI MOTYT OBITH OOYC-
JIOBJIEHBI Je(hEeKTOM OIHOTO WJIX HECKOJbKUX T€HOB, a
Takke KPYMHBIMU TeHETUUECKUMU U3MEHEHUSIMY, Ha-
MpuMep MmoTepeit 1eaoi xpoMocoMbl. be3ycioBHO, Ha
COBPEMEHHOM 3Tare MOXHO TMbITAThCS JIEYUTh TeHAMU
TOJILKO 3a00JIeBaHUsI MEPBOTO TUIIA, TaK Ha3bIBaeMbIe
MOHO2eHHble, TIPY YCIIOBUM, €CJIM OTBETCTBEHHbIN 3a Jie-
¢eKT reH yxKe oOHapyKeH 1 KJIOHUPOBaH, TO €CTh MOJIy-
YeH MarepuaJ JUisl BBeAeHUs O0JIbHOMY.

B nmpuHIIMIIE CYIIeCTBYIOT IBa MMyTH Mepeaadn 00Tb-
HoMy “neyebHoro” reHa. Eciau OoJie3Hb cBsI3aHa C OT-
CYTCTBMEM WJIM MaJIbIMA KOJMYECTBAaMU OEJTKOBOTO
MpoayKTa neeKTHOro reHa, TO TOCTaTOYHO BBECTU B
KJIETKY HETOBPEXIeHHBI TeH W JaThb eMy BO3MOX-
HOCTb paboTaTh; B pe3yJbTaTe MOSIBATCS HOCTaTOUYHbIE
KoJuyecTBa Oenka-mpoaykra. TakuMm oOpa3oM, BHe-
CeHHasl KOTusl TeHa 3aMeCTUT Mo (YHKLMUSIM COXpaHs-
IOILINIACS B TeHOME O0JIBHOTO Je(heKTHBIM TeH, TI03TOMY
STOT TOAXO/ TMOJYYUJ Ha3BaHUE 3amecmumenvhoi me-
panuu. Bce uctonb3yembie B HaCToOsIIIee BpeMsT KJITMHU -
YyecKre METOJbI IepeHoca TeHOB OCHOBaHbI Ha BHECE-
HUM B KJIETKY HOMOJIHUTENbHBIX KommdectB JJHK, To
€CTh Ha 3aMeCTUTENIbHOM Tepanuu. pyrum, uaeaib-
HBIM CIIOCOOOM M3JIeYMBaTh T€HETUYECKHE 3a00JIeBa-
HUsI MOTJ1a Obl OBITh Koppexmupyrouias (AJTA UCTIPABIIS -
folas) mepanus, TIPU TTOMOIIM KOTOPOW medeKTHBII
TeH peaJibHO 3aMeHsICS Obl B TEHOME HOPMaIbHOM KO-
mueit. HTOro MOXXHO JOCTUYb OCHOBBIBAsICh Ha CIIOCO0-
Hoctu nByXx Mojekyn JAHK x pexomounayuu — oomeny
TPV TIOMOIIY CTIEIUATBHBIX (DePMEHTOB (hparMeHTaMu
MOJIMHYKJICOTUAHBIX Ileneil. OmHakKo WH3-3a KpaifHe
HU3KOM 3¢ (HEKTUBHOCTU 3TOTO METO/A B YCIOBUSIX Jia-
Ooparopuu 0 TPAKTUYECKOTO HMCMOJb30BAaHUSI KOp-
PEKTHUPYIOIIEH Tepany IoKa OYeHb TaIeKo.

Jlo cux rmop Mbl He 00CYXIaau, KakKuM MmyTeM “je-
YyeOHBIII” TeH MOXeT OBbITh BBEIEH B KJIETKH OOJIbHOTO.
Tenetnueckass monuduKaiuss COMATUYECKUX KIIETOK
MOXKET MPOU3BOIUTHCS JIMOO HEMOCPEACTBEHHO B Opra-
Hu3Me O00JbHOro, JUOO TMyTeM BBeleHUs (YHKIHO-
HaJIbHOTO Te€Ha B TIPEABAPUTENIbHO BBIACIEHHbIE U
KYJbTUBUpPYEMbI€ KJIETKM TAlIMEHTa, KOTOpbIe 3aTeM
BO3BpalllaloT oopatHo B opraHu3M. Oba crmocoba nme-
0T HEIOCTATKU U OTpaHUYEHUs, HO B 1IEJIOM BTOPOIA
CMoco0 MCMOb3YeTCsl B HACTOSIIIEe BpeMs vallie u3-3a
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cBoeii 6ombieit adpdekruBHocT. B Tab. 1 mepeunciie-
HbI pazpabotaHHble MeToabl BBeaeHus: JJHK B xxuBoT-

HbIe KJIETKU U YKa3aHa UX TPUMEHUMOCTb JIJIs1 TOCTaBKU
TEHOB B KYJIBTYPY KJIETOK WJIM HEMOCPEACTBEHHO B Op-
raH. XMMHAYECKUI1 METO/ JOCTaBKU COCTOUT B TOM, YTO
ecnu K ounmeHHoi JHK no6asuth monsl Ca’’ wim
HEKOTOpbIE Ipyrve MOJIOKUTEIbHO 3apsiKeHHbIE CO-
€MHEHUSI, TO 00pa3ylolIUiics 0CaAoK MOTIOUIAETCS
KyJbTUBUPYEMbIMU KiieTKaMu. [Ipu 3TOM JiullIb OYEHb
HebOosbias yactb BHeceHHOW JIHK npoHukaer B si-
pa KJIETOK, TO ecTh 39 (PeKTUBHOCTh MepeHoca reHOB
KpaitHe Hu3Ka. MeTon 3jeKTpomopauuu (CO3TaHMS
MUKPOCKOITMYECKHX MOp B MeMOpaHax KJIETOK MPH I10-
MOUIU 3JIEKTPUYECKOTO0 BBICOKOBOJBTHOIO Da3psiia)
HECKOJIbKO 0oJiee 3(p(peKTUBEH, OMHAKO MIPU 3TOM BO3-
MOXXHBI CEepbe3HbIe MOBpEeXIeHMUsT KieTok. Oba onu-
CaHHBIX MeTOAa, paBHO Kak MukpouHbekuus JJHK B
OTIEJIbHYIO KJIETKY MPU MTOMOIIM TOHKUX CTEKJISTHHBIX
MUTIETOK, HE MPUMEHSIOTCS ISl TeHoTepanuu. B otiu-
Yre OT MUKPOUHBEKIIMU OOBIYHASI MHBEKIIMS pacTBOpa
JHK 1mmpuiieM 1 UIJI0KM MOXET MCIOJIb30BaThCs IS
repeHoca TeHOB B HEKOTOpbIe TKaHU OopraHu3ma (Ha-
MpUMeEP, B MBIIIIIHI). B rmociaenHme roabl peanioxXeHbl
HoBBIe crtoco0nl focTtaBku JIHK B comatnueckue KieT-
KU, KOTOPbIE MOXHO MPUMEHSITD JIJIs1 JIEUeHUsI TeHAMU.
N3 duznueckux MeToAOB clienyeT Ha3BaTh boMOapau-
poBKy yactuuiamu, korga JJHK HaHOCUTCS HA MUKpO-
CKONMYECKNE METAJUIMIECKIE “IpOOMHKN” U BEICTPE-
nuBaercad B kietrky. Buecenune JJHK B kommuiekce c
AUNOCOMAMU — WCKYCCTBEHHBIMM MEMOpaHHBIMU ITy-
3bIpbKaMU, TIPUTOTOBJIEHHBIMU U3 JIMTTUI0B, KOTOPbIE

Ta6muna 1. Meronsl BHeceHus JHK B aykapuoTtuueckue
KJIETKU ¥ 006JIaCTh UX MPUMEHEHUS

[TpuMeHUMOCTD
IUTSI TOCTaBKM TEHOB
Mertonsl neperoca JHK
B KYJbTUBU-
pye;ile nerku| > A

XuMuueckue

ocaxaenne JIHK docdarom Ca + -
dusnueckue

3JIEKTPOITOPALIUST + _

MUKPOUHDBEKLIUS + —

6oMOapaIMpOBKA YaCTULIAMU + +

MpoCTast UHbEKLIUSA — +
CnusiHue

JIMTIOCOMBI + +
OmnocpenoBaHHOE PeleNITOpaMu
TOIJIOIIEHUE

JIHK-6e1KoBbIe KOMILIEKChI + +
PexomMOuHaHTHBIE BUPYCHI

aICHOBUPYChI + +

pEeTPOBUPYCHI + —
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CIIMBAIOTCS C TJTa3MaTUYECKO MeMOpPaHOU KJIETKU, —
obecnedynBaeT JOCTaTOYHO 3((EKTUBHBINA IepeHOC B
Hee JIHK. Ilpenmnaraercs Takke MCIIOIB30BaTh KOM-
miekcol JIHK ¢ 6enkamu, 111 KOTOPBIX Ha ITOBEPXHOC-
TH KJIETKU UMeEIoTcs crienrdudeckue perenTtopsl. [1o-
cJie CBSI3bIBaHUS pelienTopoM Oenka uyxkeponHas JJTHK
BMecCTe ¢ OeJIKoM OynmeT TorjolleHa KJIeTKON-MuIle-
Hblo. HakoHel, ele oquH MOAXOA MCMOJIb3YET MpU-
PO/IHYIO CTTIOCOOHOCTb BUPYCOB NMPOHUKATh B KJIETKU U
TMPUBHOCUTb B HUX COOCTBEHHBIN T€HETUYECKUIA MaTe-
puai. B mocnenHee BpeMsi HA OCHOBE T€HETUYECKOTO
Marepuajia BUPYCOB CO31aHO MHOXECTBO T€HHOWHXXe-
HEPHBIX KOHCTPYKIIWH, CITyXallluX 6eKmopamu, TO eCTh
CpelCcTBaMU JOCTaBKM HOBBIX T€HOB B KJIETKHU. M croib-
3YIOT PETPOBUPYCHEIE (X OCOOEHHOCTH OyIOyT ITOSICHE-
HbI TI033K€) U aIECHOBUPYCHBIE BEKTOPbI, @ TAKXKE BEKTO-
pPbI HA OCHOBE HEKOTOPBIX APYTHUX BUPYCOB.

[l1aBHOE B MeTOzE MepeHoca TeHOB — BKIIIOYAETCS
(MHTETpUpYyeT) U HOBBIA TeH B XpOMOCOMY KJIETKH-
MMUILIEHU. JIJ151 aKTUBHO IEISIIUXCS KJIETOK OTCYTCTBUE
WHTErpaly BHeceHHOro reHa B kietounyio JHK o3-
HayaeT ero HeMUHYEMYIO YTpaTy B KJIeTKaX-IOTOMKax
(puc. 1). OgHOIT U3 OCHOBHBIX PUYMH TOTO, 4TO B 80%
ciyyaeB 1151 BHeceHus1 uyxkeponHoi JIHK npu knuHu-
YeCKUX UCTBITAHUAX Ha JIOIAX MCIOIb30BaIN PETPO-
BUPYCHBIE BEKTOPBI, SIBJISIETCS €ro CTaOMJIbHAsI MHTEr-
panus B KJIETOYHBIN TeHoM. KpoMe Toro, 3TH BEKTOPHI
0o0ecrneynBalOT BBICOKYIO 3(D(EKTUBHOCTb J0CTAaBKU

WHTerpaums WHTerpaummn HeT

XpomocomHas
OHK

[MpvBHECEHHDIN
reH

A0po kKneTkn

deneHne KneTKku

Puc. 1. 3HauyeHne nHTerpauumn B reHoM ans cyab0osbl
“ne4yebHOro” reHa (M306paxeH KPacCHbLIM LIBETOM).
He BCe cuCTEMbl LOCTaBKM reHa B KJIETKU-MULLEHU
obecneymBaloT ero BkJlo4YeHNE (MHTerpaumio) B re-
HoMm. Ecnn BekTOp He cnocobeH K uHTerpaumm, To
npueHeceHHaa OHK npucyTcTByeT B 940pe BHE Xpo-
MOCOM U1 He ByneT nepepaBaTbCs BCEM LOYEPHUM
KNneTkaMm fpu KNeTo4HOM AefneHnn. OTO0 HEMUHYEMO
npueeneT Kk notepe “ne4yebHoro” reHa. Hanpotus,
VIHTErPUPYIOLLME BEKTOPbI BKIOHAOT CBOW FEHbl B
XPOMOCOMBbI, HTO AO/MKHO 06ecneymBaTb yCTONYMBOE
npuobpeTeHre HOBOro reHa BO BCEX MOCHEAYIOLNX
MOKOJIEHNAX



TeHOB U He MPUBOAAT K OLIYTUMBIM MTOBPEXIACHUSIM B
KJIeTKe-MUILIeHU. B oTinune OT peTpOBUPYCHBIX aie-
HOBMPYCHBIE BEKTOPBI B TCHOM He MHTerpupytorcs. Jla-
Jiee Mbl MOJAPOOHEE OCTAHOBUMCSI HA CTPOEHUU PETPO-
BUPYCOB M BEKTOPOB Ha UX OCHOBE.

B Havasie cTaThby MBI TOBOPWJIM O TOM, UYTO TEHETH-
yeckas uUHdboOpMalusl 3amnucaHa B KjeTke B ¢opme
JHK. Ha matpuue IHK cuHTe3upyroTCcs pa3Hble TUIIBI
monekyn PHK, onuH u3 xoropsix (uHgopmayuonnas,
unu mampuunas, PHK) HatipaBJisieT CMHTE3 0€JIKOB. DTO
dbyHmamMeHTanbHOE TOJOXeHUEe, CHOPMYITMpPOBaHHOE
Ha 3ape MOJIEKYJISIpHON OMOJIOTHUM, MOJYyYUIO Ha3Ba-
HUE 0CHOBHOIL 002Mbl MOAEKYAAPHOU buosoeuu (puc. 2). B
CBoOell TIepBOHAYAIbHON (hOpMe OCHOBHAs TOorMa TJjla-
cuia, 4To B mpupoae Bo3MoxHbI cuHTe3 PHK Ha THK
¥ cuHTe3 Oenka nonm koHTpojeM PHK, Ho HM B koeM
cllydae He B oOpaTHOM HampasieHun. OmHako B 1970
rofly ObUIO YCTAHOBJIEHO, UTO OHKO2EHHble, TO €CTh BbI-
3pIBatoiine pak, PHK-codepucawue supycet scugomuoix
(a Bce BHpYChl MOXHO pa3lejuThb Ha JBE OOJbIINe
TPYIIIBI B 3aBUCUMOCTH OT TOTO, KaKylo HYKJIEMHOBYIO
kucnory — JIHK unu PHK — oHu conep:kaT B KauecTBe
TeHEeTUYECKOIo MaTepuaia) ClIOCOOHbI CUHTE3UPOBATh

Pennukauusa

PHK

TpaHcnauus

Pennvkauuns/TpaHckpunums

Puc. 2. lNytn nepepayn reHetnyeckon mHdbopma-
uMn. B COOTBETCTBMM C OCHOBHOW OOrMOW MONEKy-
NIAPHO B1MONOrMn reHeTn4eckas nHpopmauns nepe-
naetcs B HanpasneHun AHK—— PHK —> 6enok
(cnnowHble yepHble nuHUK). Mo3agHee y PHK-copep-
Xalux BUPYCOB Oblnv 06HAPYXeHbI Apyrne nyTu ne-
pepayn reHeTnHeckon nHdopmaumm (KpacHble nuv-
HUW): Y OOHWX — MPOLECcChl 0OPaTHOM TpaHCKPUNLUUn
PHK — OHK, y apyrux — penankaumm,/TpaHcKkpun-
umn PHK —— PHK. B npuHuune BO3MOXHO, XOTS U
He oB6HapyXeHo, cunTbiBaHMe 6enka ¢ maTpuubl JHK
(MyHKTMPHas YepHas NMHKS). 3anpeLLeHo TOJbKO Ha-
npaeneHne nepenayn reHeTnyeckon uHdopmaumm
oT 6€esKa K HyKJIEMHOBbLIM KUCI0TaMm

JHK #Ha cBoeit PHK xak Ha maTpulie. DTOT IIpoliecc
TOJTyY I Ha3BaHUE “00pamHoi mpanckpunyuu” B OTIU-
yue oT npssmoii TpaHckpunuuu JHK — PHK, a ocy-
LIECTBJSIOIINE €0 BUPYCHI, KOTOPbIE TPUHIIMITUATIBHO
OTJINYAIOTCS OT OCTAIBHBIX XUBBIX OPTAHU3MOB T10 TU-

Iy TIpeBpAIleHNsI TeHOMA, CTaJIi Ha3bIBaTh pemposupy-
camu (OT J1aT. retro — oOpaTHO, Ha3amd).

Ha puc. 3 cxeMatnuecku TpeacTaBieHbl CTPOCHUE
YacTUI] peTpoBUpYca (CJieBa BBEPXY) M €ro KU3HEHHBII
uuki. CepaueBrHa BUpyca, MTOCTPOEHHAsT M3 CIelM-
aJIbHBIX BUPYCHBIX OEJIKOB, COAEPKHUT ABE MACHTUYHBIE
MoJieKyJibl ogHouernovyeyHoir PHK, a Takke HeMHoro-
YUCJIEHHBIE MOJIEKYJTBI BUPYCHBIX (bepMeHTOB. Cepaiie-
BMHAa OKpYKeHa 000JI0UKOIi, COOpaHHOM U3 KJIETOYHBIX
MeMOpaH X03s1MHA C BKpaIruIeHUsSIMU el11e OJTHOTO BUPYC-
Horo 6enka. [TocnenHuit obecrieyrBaeT MpUKpeEIIeHUE
BHMpYca K MOBEPXHOCTH KJIETKU. Beien 3a aTUM Tipownc-
xonaT “pasneBaHue” PHK u ee mpoHukHOBeHUE BMecC-
Te ¢ 6eJIKaMu cepAlieBUHBI BUpYyCa B KJIETKY, IJe CIely-
aJIbHBI BUPYCHBIN (hepMEHT KaTaJIu3upyeT oOpaTHYIO
tpanckpunuuio PHK B JIHK. IByxuienmoueaHast Bupyc-
Hasg JJHK mepemerniaercss B KJIETOYHOE SIAPO U BCTpau-
BaeTCsl B XPOMOCOMY. DTO CBOMCTBO peTpoBUpYyca obec-
MeYrBaeT CTAOMIIBHOE COXpaHEHME €r0 TeHEeTUYeCKO
WHGbOPMAIIUN: PETUTULIMPYSICh BMECTe C KIETOYHOM
JHK npu nmeneHum KiIeTKU, BuUpyccrneuuduyeckas
JHK (nposupyc) nepenaetcst B jouepHue Kiaetku. [1po-
BUPYC HarpaBjisieT CMHTe3 BUPYCHbIX OesnikoB 1 PHK,
KOTOpBIE 3aTeM COOMPAIOTCS B YACTHIIBI U BBHIXOIST U3
KJIETKH, OTTIOYKOBBIBAsSICh OT KJIETOYHON MEMOpaHbI.
Ellle omHUM YHUKaJbHBIM CBOMCTBOM PETPOBUPYCOB
SIBJISIETCSI TO, UYTO B COCTaBE MX TEHOMAa MOTYT MPUCYTCT-
BOBaTh IOCJIEAOBATEILHOCTA HYKJICOTHIOB, KOTOPBIC
OTIMYAIOTCS OT COOCTBEHHBIX TEHOB BUpPYCa U, KaK OKa-
3ajioch, 3axBayeHbl U3 JJHK knetku-xo3simHa. Takum
00pa3oM, /Uil peTPOBUPYCOB XapaKTepHa Tepenaya re-
HeTn4YecKoi mHpopmaunu B HanpapieHnn PHK —
JHK — PHK, 1 oHU SIBASIIOTCS NPUPOAHBIMU I'eHEe-
TUYECKMMU BeKTopaMu. Temepb SICHO, MoYeMy Ha HX
OCHOBE YIOOHO cO3IaBaTh MCKYCCTBEHHBIE BEKTOPBI
LTS TIepeHOCa TeHOB.

JIefiCTBUTEBHO, €CJIU JIUIIUTh PETPOBUPYC TEHETH -
YeCcKOro Marepuaia, KOAUPYIIero BUPYCHbIE OEJIKH,
TO 3TO MPUBEJIET, KaK MOKa3aHO Ha pUc. 3, K HEBO3MOX-
HOCTH JIaBaTh IOTOMCTBO HOBBIX BUPYCHBIX YacTull. Ha
ocBoboauBIIEeCsSI B T€HOME BUpyca MECTO MOXKHO
BBECTHM UYXXEPOJHBI TeH M TaKMM 00pa3oM co31aTh
PETPOBUPYCHBIN BEKTOP. A BOT pa3MHOXAaTbCs TaKOM
neheKTHbII BUPYC CMOXET TOJbKO B MPUCYTCTBUM
IPYroro eupyca-nomowHuka ¢ HenmameHeHHoi PHK,
ybu OenKu OyayT “IpUBaTU3MpPOBaHbl” HAIIMM BEKTO-
poM. VIMeHHO TaK Ha OCHOBE BHpYyca JIeK03a MBIIIei
CKOHCTPYHUPOBaHbl BEKTOPHI, KOTOPbIE 00ECIEYNBAIOT
BBICOKO3(PDEKTUBHBINM NEPEHOC TEHOB M UX CTaOWJIb-
HO€ BCTpauMBaHWE B XPOMOCOMY KJIETOK-MUIIEHE. A
eClIM YK BeKTOp BcTpowics B Kierounyto JJHK, To on
OyzeT nepenaBaTbCs MPU HOPMAJIBHOM JIEJIEHUU BCEMY
IMMOTOMCTBY 3TOM KJIETKU. DTO CBONCTBO UYpEe3BbIUYATHO
BaXHO JUISI CTOMKOTO WCIPABJICHUSI TE€HETUYECKOTO
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nedekra. HecMoTpst Ha oueBUIHBIE JOCTOMHCTBA PET-
POBUPYCHBIX BEKTOPOB, WX BO3MOXHOCTHU JaJeKO He
OesrpaHnnyHbl. Tak, perpoBupycHas JHK wMoxer
BcTpauBaTbcs B xpoMocoMHyto [IHK Tonbko Tex Kie-

[Be monekynbl ogHO-
uenoyeyHom sBupycHom PHK

O6onoyka
BMpyca

depmMeHThI
BUpyca

CepaueBuHa
BMpyca

PeuenTtop

Lutonnasma
KneTtka

Anpo

KNeTkn
JByxuenoyeyHas
BupycHasa AHK

]

BupycHble \
6enku

\
|
|
|
|

I

Puc. 3. CTpoeHMe 1 XU3HEHHbI LMK BUpYyca NIeiko-
3a Mblwen. Co3aaHHbIE HA ero OCHOBE PETPOBUPYC-
Hble BEKTOPbI HE CoAepXaT HEKOTOPbLIX reHOB, KOAU-
PYIOLLMX BUPYCHbIE BENKN, U MOTOMY B MX XN3HEHHOM
LiMKJIe OTCYTCTBYIOT cTaaun, o6BeAeHHble MyHKTUP-
HOW nuHKWen. “JleyebHble” reHbl, BBeAEHHblIe BMECTO
BUMPYCHBIX, aKTUBHO DYHKLMOHNPYIOT

®ABOPOBA 0.0. IEMEHUE FEHAMU — ®AHTACTUKA WUNIN PEAJIbHOCTb?

TOK, KOTOpbIE CITIOCOOHBI K aKTUBHOMY JieieHUI0. [py-
TMM CEPbEe3HBIM HETOCTATKOM PETPOBMPYCHBIX BEKTO-
pOB SIBIISIETCSI TO, YTO OHM BCTPaMBalOTCA B TE€HOM
KJIETOK XO3sIMHa OecropsiIOYHO, TO €CTh B KaxXIoi
KJIETKEe BKJIFOUEHUE IMMPOUCXOIUT B pa3HbIE YU4aCTKU JTIO-
6011 13 XpOMOCOM. DTO CO3IaET MPOOJIEMBI, U3 KOTOPHIX
OTMETHUM OJTHY — TEOPETUUYECKYIO0 BO3MOXKHOCTD 3JI0Ka-
YECTBEHHOT'O TIEPEPOXKACHUS OTIEIbHBIX KIETOK X035~
WHa 13-3a MOBPEXACHUS X TEHETUUECKOTo MaTepuaia
TpY BCTpaWBaHWM BeKTopa. TeM He MeHee, KaK yxXe
YKa3bIBaJIOCh, JOCTOMHCTBA PETPOBUPYCHBIX BEKTOPOB
JIeJIaloT UX OCHOBHOM CHCTEMOU JOCTaBKU T€HOB MpPU
KJIMHUYECKUX UCTIBITAHUSIX.

OBJIACTU NMPUMEHEHUA TEHOTEPANUN

B Tabs. 2 mepevyunciaeHsl HacleACTBEHHbIE 3a00e-
BaHUs, KOTOPbIE MBITAIOTCS JICUUTh METOIOM TE€HOTE-
panuu. I[Ipy ynmoMsHyToM Bblllle KOMOMHUPOBAaHHOM
MMMYHOIE(DULINTE, CBI3aHHOM C Ie(heKTOM afeHO3HH-
Je3aMUHAa3bl, IEPEHOC “JIe9eO0HOro” reHa Imponu3BOIT-
g B T-nmumdonutel kposu (1990 ron, CIIA) unu B
CTBOJIOBBIE KJIETKM KOCTHOTO Mo3ra (1992 ron, Utanus;
1993 ron, Benukobpuranus—®Ppanumst). M3BiaedeH-
HBIE Y 60JTbHOTO KJIETKU KYJIbTUBUPOBAIN B MPOOMPKE,
TP TIOMOIIIN PETPOBUPYCHOTO BEKTOPA BBOJWIIM HETIO-
BPEXIEHHBIN 'eH afleHO3WHIe3aMUHAa3bI, 1e(eKT KOTO-
poro BbI3Baj 3a0ojeBaHME, W BO3BpAILAIN KIIETKU
6osnbHBIM. C fedekToM 3Toro hepMeHTa CBsI3aHO 25%
CJTyJaeB BCeX M3BECTHBIX BPOXKIEHHBIX HAPYIIEHUI M-
MYHHBIX MEXaHU3MOB (ummyHodeguyumos). UMmyHO-
TeULINTHI, CBSI3aHHBIE ¢ Te(PEeKTOM APYTUX (PEPMEHTOB,
TaKXe, BEpOSITHO, MOXHO OYIET JIeUYNUTh BBOIS (DYHK-
IIMOHAJILHO aKTUBHBIE KOITUM COOTBETCTBYIOIIX TEHOB.

Emie onHa rpymnma HaclieICTBEHHBIX 3a00JieBaHMIA,
ISl KOTOPOI MOXHO PacCUMTHIBATD HA YCTIEIITHOE Jieye-
HUE reHaMU, BBEJCHHBIMU B CTBOJIOBBIE KJIETKU KOCT-
HOT'O MO3ra, — 3TO TaK Ha3bIBAEMbIE AU30COMHbIE 001€3-
HU HaKoNnAeHUs, Ha TOJII0 KOTOPBIX MPUXOIUTCS OKOJIO
10% ciyyaeB BceX reHeTHYECKHUX nedekToB. M3BecTHO,
YTO AU30COMA — OPTaHe1a 9yKapUOTUUECKON KIETKU —
conepxut 40 hepMEHTOB, OTBETCTBEHHBIX 32 BHYTPH-
KJIETOYHOE paCIIeIICHUE PAa3IMYHBIX MaKPOMOJIEKYIT.
MyTtauus reHa, KOAMPYIOLLIEro TOT UM UHOW JIM30COM-
HbIi (DePMEHT, IPUBOAUT K TOMY, UYTO HEpacCIleTIEHHbI
cyocTpaT aToro hepMeHTa HaKarJIMBaeTCs B JIM30COMaX,
YTO U OOYCJIOBIMBAET MaToIOTHI0. KImHUYecKue NCIibl-
TaHUSI BOBMOXHOCTHU TepeHoca “JIeueOHOro” reHa rnpu
TTOMOIIM PETPOBUPYCHOTO BEKTOPA B KYJIbTUBUPYEMbIC
KJIETKM KOCTHOTO MO3Ta TTPOBOSATCS JUISl OJHOTO U3 3a-
GosieBaHMIi 3TOM IPYIIILl — 60ae3nu Toweé, CBA3aHHON C
HaKOIUIEHUEM JIMTIUIOB M Ha3BaHHON MO UMEHU OIU-
CaBIIIETO €€ YYEHOTO.

[Toxoxwuii ipueM ObLT MCITOJIb30BaH IS JIeUeHUSI
TeHEeTUYECKOTo 3a00sIeBaHUSI 1101 Ha3BaHWEM ““cemeiiHas
eunepxonecmepuremus”. DTo 3a00jieBaHUE IIPUBOIUT K
pa3BUTHIO MH(DAPKTA B I€TCKOM BO3PacTe U 00YCIOBICHO
MOJTHBIM OTCYTCTBMEM B KJIETKaX IMEYEHU peliernTopa,
KOTOPBIH JTOJIKEH CBSI3bIBATh YACTUILY, IEPEHOCSIIIYIO
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Ta6muua 2. [eHOTEpanuss HEKOTOPBIX HACJIEICTBEHHBIX 32001 BaHU I

3aboneBaHuUs

Tur BBOZUMBIX TEHOB

TuII KJIETOK, B KOTOPbIE BBOAUTCS
“JeyeOHbIN” TeH™

Tsoxenpiit KOMOMHMPOBAHHBIN
MUMMYHOAEe(UILIUT

Bonesus Tomé (mm3zocomuas 60-
JIe3Hb HAKOTUICHUST)

CeMeitHas runiepxosnectrepuHeMusi| [eH perientopa
Temodpunum
Tanmaccemun
MyxkoBucLUI03

[Iporpeccupymoiast fuctpodust
mbI JdromreHHa

Ien nuctpodrHa

[eH aneHo3uHaE3aMUHA3BI

[en mmroxoniepedbpo3uaasbl

IeH onHOTO M3 (haKTOPOB CBEPTHIBAHUST KPOBU
TeHbI MIOGYIMHOB M UX PETYJISITOPHBIE YYaCTKH

T-aumMboLuThI, CTBOJIOBBIE KJIETKH KO-
CTHOI'O MO3ra

CTBOJIOBBIE KJIETKM KOCTHOTO MO3Ta

[enmarouuTsl MeYeHU
DubdpobIacThl KOXU
Kiretku kocTHOTO MO3Ta

IeH perynsropa TpaHCMeMOPaHHOM MPOBOAMMOCTH| DIUTEINI JIETKOTO (a3P030JIbHOE BIPbI-

CKMBaHUE BEKTOPA B AbIXaTEJIbHbIE MTYTH)
Ml (MHbEKLUW ), MUOLIUTHI

)

* B ciyqae ecnu “nedeOHbIN

TE€H BBOJAMJICA HEIMMOCPEACTBEHHO B TKaHU IMallUCHTA, B cKkoOKax YKaszaH croco0 ero 10cTaBku. B ocTanbHBIX ciydasax

BBECJICHUE I'€Ha IMTPOU3BOANIIN B KJICTKW, U3BJICYCHHBIC U3 OpraHnu3Ma 0O0JILHOTO U KYJIBbTUBUPYEMBIC B npoﬁupke.

XonecmepuH B TIJ1a3Me KpoBU. 17151 BBeJleHU S TeHa 3TO-
ro pelernrTopa y 6oibHOro orcekanu okojo 200—300 r
MeyeHu, eYeHOYHbIe KJIeTKU (TeMaTOUMThl) KyJbTH-
BUPOBAJIU U TTOABEPrajy reHeTUYECKOMY U3MEHEHUIO
B JIaOOPATOPHBIX YCJIOBUSIX, a 3aTEM BBOAMIJIU OOJbHO-
My 00paTHO B MeYeHb yepe3 KPOBEHOCHBIE COCYIIBI.

BBeneHue reHa, KOIMPYOIIETO TOT WU MHOM (ak-
TOpP CBEPTHIBAHUSI KPOBM, MOXET CIacaTh OOJbHBIX,
CTpamaloIIuX OOHON U3 (hopM eemopuauu. 3a00IeBaHNS
9TOW TPYMIIbl BCTPEYAIOTCS JOCTATOYHO YacTO: BCIIOM-
HUM XOTsI ObI ChIHA ITOCJIEHETO PYCCKOTO 11apsl, Liape-
BUYa AJeKcesl, U ero pOJACTBEHHUKOB U3 KOPOJIEBCKUX
cemeli EBponbl. B ciaydyae aToro 3ab6oneBaHuUs KyJIbTH-
BUPOBAJIM OIMH U3 TUITOB KJIETOK KOXU — @ubpobaac-
mbl, B3SIThIE y OOJIBHOTO, BBOAWIM B HUX “JIe4eOHBIIN”
TeH 1 HaOII0aId B KYJIbTYpe KJIETOK CUHTE3 U CeKpe-
muio 0enka — dakTopa IX, Kotoprlii B HopMe (pudpos-
JjactaMu He npousBoautcs. [Ipu UMMIaHTalMU 3TUX
KJIETOK B KOXY MalneHToB (pakTop IX noykeH Bripaba-
THIBAaThCS 1 MOManatb B KpoBOToK. OCHOBHas Mpobiie-
Ma TMPU 3TOM 3aKJTIOYAETCSI B TOM, YTOOBI TepecakeH-
HbI€ KJIETKW MOTJIY IJTUTEIbHOE BPEMSI CYIIECTBOBATh B
opraHuame 60JIbHOT0. DTOTo MoKa T0OUTHCS HE YIaeTCsl.

OgHMM U3 HACJIEACTBEHHBIX 3a00JIeBaHUII KPOBHU,
IUIS1 KOTOPOTO aKTMBHO M JOCTATOYHO JAABHO MIIYT Ie-
HOTepareBTUYECKMUE CITOCOObI JISUCHUSsI, SIBJISIETCS bema-
manaccemuss — IOBOJILHO PacIpOCTpaHEHHOE HapyIIe-
HUE B 00pa3oBaHUU I'eMOIJIOOMHA. [emoerobun — 3TO
6eJI0K, MEePEeHOCI NI KUCIOPO, OH ITOCTPOEH U3 IBYX
OEJIKOBBIX 1IeTIei: ab(ha- 1 6eTa-TJI00MHa — M U3 TeMa —
XMMUWYECKOM TPYIIIbI, comepxKaiieil xene3o. B Hop-
MaJIbHBIX BPUTPOLIMTAX CYILIECTBYIOT CTPOTHE MeXa-
HU3MBbI KOHTPOJIsI, 6J1arogapsi KOTOPbIM CUHTE3UPYETCSI
paBHOE KOJIMYECTBO OOOUX IITOOMHOB. Y OOJIbHBIX OeTa-
TaJlacCeMHUEN SPUTPOLUTHI JIMIIEHBI OeTa-IIoOMHa 3a
CYeT MyTallUM B KOAUPYIOLIEM €ro T'eHe, UTO IIPUBOAUT
He TOJIbKO K HEOCTATKY TeMOIJI00MHA, HO M K HAKOTLIe-
HUIO “JMiiHero” anbda-rIoonHa M TMOeI SpUTPOLIM -
ToB. Takue XxpoHn4YecKre 60JIbHBIE OOBIYHO YMHUPAIOT K
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20 rogaM. /17151 TeHETUYECKON KOPPEKUMU TaJlaCCEMUU
HEIOCTaTOYHO BBECTM HOPMAJIbHBIN I'eH OeTa-Tr1o0uHa,
HO HYXHO ellle, YTOObI 0€JIOK CMHTE3UPOBAJICSI B paB-
HBIX KOJIMYecTBax ¢ ajbda-raoduHoM. st aToro ydye-
HbIe CTPEMSITCS BHECTU B BEKTOp NMOMMMO TeHa Oera-
mIOOMHA elle ¥ KOHTpoaupylommii yaactok JJHK, oT-
BETCTBEHHbBIA 3a KOOPAMHUPOBAHHBIA CUHTE3 JBYX
6enkoB. Eciu 210 OymeT J0CTUTHYTO, TO OYAYT CITaCEHbI
ThICAUM OOJIbHBIX OeTa-Tajaccemueit. [eHOTepamneBTH-
YeCcKOe JIeUEHUE IPYTuX HACJIEACTBEHHBIX 3a00IeBAaHU I
KpoBU (HampuMep, CEPIIOBUIHO-KIECTOYHON aHEMMU)
TakXe BO3MOXHO TOJIBKO MPU COTJITACOBAHHOM CUHTE3€
HECKOJIbKMX OEJIKOB.

B Hacrosiiee BpemMsi He CyIIECTBYET OOIIEIOCTYII-
HOTO METOJa KyJbTUBUPOBAHUS KJIETOK JIETKHX, [TO3TO-
My TIpM JIETOYHBIX 3a00JIEBAaHUSIX €IMHCTBEHHBINM CITO-
€00 OCTaBUTh UYXEPOIHBI TeH — 3TO BBECTU €rO
MPSIMO B OPraHM3M. YCUIUs YYeHBIX CKOHLIEHTPHUPOBA-
JIUCh HA MYK0ogucyudo3e — BeCbMa paclpoCTpaHEHHOM
cpenu oneii 6eoi pachl TSDKEJIOM HAcIeICTBEHHOM
3a00JIeBaHNU JIETKUX, KOTOPOE TMopaXkaeT, HaripuMep, B
cembsix 13 LleHTpanbHOiI EBporbl 0MHOIO HOBOPOX-
neHHoro u3 2500 u /Ut KOTOPOro YCTaHOBJIEH nedexT-
HBII TeH, KOAUPYIOIINiT 0eJIOK-PETyJISITOP TPaHCMEeMO-
paHHOIi TpOBOIMMOCTH. Pa3peliieHre Ha KIMHUYEeCKHE
HCTIBITAaHUSI TeHOTEePaIK 3TOTO 3a00JeBaHMS TTOTyde-
HO ceiiyac B IIECTM Hay4YHBIX IeHTpax mupa. Hemo-
BpPEXJICHHYIO KOMUIO “TeHa 3a0oyieBaHUS”, BKITIOYECH-
HYIO B alCHOBUPYCHBIN BEKTOP WJIA JTUTIOCOMY, BBOIST
B (hopMe a’po30J1s1 B AbIXaTeIbHbIE ITyTHU OOJIHLHOIO.

Jlns KoppeKIu HapyleHUs TIPU npoepeccupyrouei
MblutevHoll ducmpoghuu rowenna — 3a00J1eBaHNU MaJlb-
YUKOB, CBSI3aHHOM C OedekTtaMu X-XpOMOCOMBI, —
HOPMaJIbHBIN T€H, KOAUPYIOIIMI OGeloK IUCTPOdUH,
MBITAJTUCh TIPSIMO BKAJIbIBAaTh B MbILLIEYHbIE BOJIOKHA,
HCIoNb3ysd aubo “romyro” NHK, mmbo ageHoBHMpYC-
HBII BekTOp. [Ipyrue ucciaenoBatean TpaHCIJIaHTUPO-
BaJii 60JIBHOMY MUOOJIACThI TTOCJIE TeHETUYECKOI KOP-
pekunu. PaHee HeMmoaBMXXHBIN peOGEHOK MpUoOpeTat
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crnocobHocTh nBuratbes! K coxaneHuto, Bo BcexX 3TUX
OTBITAaX YyIAeTcsl MOJYYUTh TOJBKO BPEeMEHHBIN Tepa-
neBTUYECKUM 3(pdeKT, U mpouedypa BBeIACHMSI IeHa
JOJIKHA HEOHOKPATHO TTOBTOPSITHCSI.

CHKCOK HACIIeACTBEHHBIX 3a00JieBaHU, KOTOPhIE
MBITAIOTCS WIM IUIAHUPYIOT JIEUUTh Te€HAMM, MOXHO
MpOoAOJKATh U MPOAOJIKATh. DTO M peBMAaTOMIHbIN ap-
TPUT, ¥ (PEHUTIKETOHYPUSI, U 3a00J1€BaHUSI, CBSI3aHHbBIE
C HETOCTATKOM TOPMOHOB (MHCYJIMHA, SPUTPONO3THHA,
ropmMoHa pocrta). B ciyyae xpoHn4yeckoii aHeMUH, CBSI-
3aHHO ¢ Ae(UIIUTOM SPUTPOITOSTUHA, HA OCHOBAaHUM
OIMBITOB Ha KMBOTHBIX TpeiaraeTcs MPUHLIMITHATBHO
HOBBI# TTOAXOM K JIeYeHUI0. Tak KaK Kaxaas U3 HallnX
KJIETOK COIEPXKUT OIMH U TOT K€ TeHOM, MOXKHO 3aCTa-
BUTb (prOPOOGIACTHI KOXKHU, KOTOPBIE B HOPME HE ITPOM3-
BOJSIT SPUTPONOITUHA, CUHTE3MPOBaTh 3TOT TOPMOH.
JI7151 5TOTO HY>KHO BBECTH B TEHOM HOBYIO KOHTPOJIMPY-
01y 00J1aCTh M TEM CaMbIM CHSITh 3aIIpeT CO CUUTHIBA-
Hus (3Kcnpeccuu) TeHa 3PUTPOITO3TUHA, TTPUCYTCTBYIO-
1Iero, HoO “MoJJaniero” B pubpoodmacrax. I[1pakTnaeckn
B JII000i1 00JTaCT MEOUIIMHBI JIMOO HAYaThl KIIMHUYEC-
KHe WCIBITAHUS JICYCHUS] HACJIEICTBEHHBIX 3a00JieBa-
HUI ¢ TOMOIIBIO TeHOTepaIuu, JIMOO B OIbITAX Ha XKU-
BOTHBIX pa3pabaThIBAIOTCS ITOAXOAbI K TAKOMY JICUEHUIO.
ITo Mepe ycoBepIIEHCTBOBAHUSI METOAOB TOCTABKU Te-
HOB M KOHTPOJISI X 9KCIIPECCUM CITUCOK 3a00JIeBaHUIA,
K KOTOpPbIM MOXHO TPUMEHSITh reHOTepamnuio, OyaeT
0e3yCIIOBHO PaCIIMPSIThCSI.

Kak yxe orMeuanoce, reHoTepanusi IpuMeHuMa He
TOJIBKO K HacCJeICTBEHHbIM 3aboseBaHusiM. Jlydiiue
YMBbI OBIOTCSI HaJl pelIeHUEeM MPOOJIeMbl JICUeHUSI TeHa~
Mu “gymbl XX BeKa” — cundpoma npuobpemeHHo20 um-
mynodegpuyuma (CITW/I), Bo3HMKAIOLIETO MpPU 3apa-
XEHUU eupycom ummyHoldeguuuma uenoseka (BUY).
BHY npencrasisgeT coboit peTpoBHUpPYC, MOpaKAIOIINIA
T-mumponnter 1 Makpodaru. bonae3Hs ynanock ObI 10-
0eInTh, eCar Obl ObUIM HalIeHbl HOBBIC T€HbI, BBEAC-
HUe KOTOpPbIX B 3apaxkeHHble BUY numdornutsl octa-
HaBIMBaJiO Obl JajbHeiilllee pa3MHOXEHUE BUpYyca.
IIpenioxkeHo MHOXKECTBO XUTPOYMHBIX CTTOCOOOB OOPb-
ob1 co CIIM/IoM ¢ MOMOIIbIO MPUBHECEHHBIX T€HOB.
Bce oHM OCHOBaHBI HA HOBEMIIIMX TAHHBIX O CTPOCHUU
u GYHKIIMOHMPOBaHUY reHoMa perpoBupyca. Harmpu-
Mep, BBOJISI TIPSIMO B MBIIIIIIbI 60JIbHOTO PETPOBUPYCHBIE
BEKTOpBI, Hecylue otaenabHble TeHbl BUY, yuyeHbie
paccyuThIBAIM Ha TO, YyTo reHbl BUY nocie BHenpeHust
B JIHK xpoMocoM xX03s1MHa CMOTYT AaTh MHMOPMALIIIO
IIJISI CHHTE3a BUPYCHBIX OEJIKOB U MPOU30UAET “TIPOTU-
BoCIIM/IHas” uMMyHM3a1Msl O0JILHOIO 3TUMU OelKa-
Mu. OnHaKo ellle He MOJYYeHO OLIYTUMBIX pe3yJibTa-
TOB, KOTOpEIE CYIMJIN OBI yCIIeX B 0Oph0Oe ¢ BUPYCOM
IIMKOTO TUTIA, KOBAPCTBO KOTOPOTO 3aKJIIOUAETCS B €ro
U3MEHYUBOCTH.

OrpoMHbIe MepPCIeKTUBBI OTKPBIBAET MCIOJb30Ba-
HUE TeHOTepaITMy JIJIs JIeYeHUST OHKOJIOTMYECKUX 3200~
JieBaHU. MHOTOJIETHUE YCWIMS YYEHBIX TPUBEIN K
MOHUMAaHUIO TOTO, YTO PaK — 3TO reHeThYeckoe 3a00-
JIEBaHUE U €r0 Pa3BUTUE MTPOUCXOIUT MHOTOCTAIUITHO,
B pe3yJIbTaTe CepUM TeHETUIECKUX HapYIIIeHUIA, HaKar -
JIMBaOIIMXCA B KieTke. CeaoBaTesIbHO, KasKablid 13 Ta-
KUX OTAEIbHBIX FTEHETUYEeCKUX Ae(PeKTOB MOXKET CTaTh
TOYKOW MPUIIOXKEHHUS TEHOTEParieBTUYECKOro Moaxo/a.
Ceituac, Koraa ycwIns MHOTHX JJabOpaTopHii HarmpaB-
JIEHBI Ha TIOMCKH TTyTei TeHOTepanuu OTAETbHBIX (hOpM
paka, HEKOTOPbIE U3 ITUX BOZMOXHOCTEN MpopadaThI-
BaloTCsl B JJabopaTopusix M KianHukax. K coxaneHuto,
paMKU CTaTbU HE TIO3BOJISIIOT TIOAPOOHEE OCTAHOBUTHCS
Ha paCCMOTPEHUH YCIIEXOB, JOCTUTHYTHIX B 00JIaCTH Te-
HOTeparuu OIyxoJiell TOJIOBHOTO MO3ra, Ipy/u, sI3bIKa,
3JI0KAYECTBEHHO# MeJIaHOMBI U APYTruX (DOopM paka.

3AKJTIO4YEHUE

HecMoTpst Ha TUTAHMYECKU I TPy YUEHBIX U KOJIOC-
caJlbHbIe 5KOHOMUYECKHE 3aTpaThl, TeHOTepaIys MoKa
ocTaeTcsl 9K30TUKOM: K 1994 romy aTM criocobom BO
BCEM MUDE JIEYMJIOCH UJTU OBbLIO BEUIEYEHO BCETO OKOJIO
200 yenoBek. OmHAKO BBISIBIIECHUE BCE HOBBIX M HOBBIX
“reHoB 3a00seBaHUs”, a TAKXKE YCOBEPIIIEHCTBOBAHUE
METOJIOB WX TOCTaBKM B OOJIbHOM OPTaHU3M ITPUBOISAT K
TOMY, YTO 3TOT PaaAMKaIbHBII METOM JIeYeHUsI TPOHU-
KaeT OYKBAJIbHO B KaXIyt0 00J1acTh MeIULIWMHBI. B 6J11-
>KadIIve TOAbI CIeAyeT OXHMIATh PE3KOT0 BO3pacTaHUs
KOJIMYEeCTBa TeHOTEParieBTUUECKUX pPa3paboTOK, I0-
CTUTIIUX CTaIUM KIMHUYECKUX UCIBITAaHUA. MOXHO
HanesThesl, YTo yepe3 5—10 JieT reHoTepamnusi CTaHeT
CTaHAapTHBIM METOJIOM JIeUeHUS OTAEIbHBIX (hOpM pa-
Ka. BymyT akTMBHO pa3BMBaThCs pa3mesbl TeHOTEpa-
M1M, HaTpaBJieHHbIE Ha TMpenoTBpalleHne MHOeKIM-
OHHBIX M OHKOJIOTUYECKUX 3a00JIeBaHUA.
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