uckyccuu

]

B aron 200y wypras <Buonoausepst u Kaerkas oTkpeisaer nHosyo pybpuky «Juckyccuus.
8 c8a3u ¢ 4en pedxoanezus node0TOBUAR MATEPUGAbl, NOCEAUjeHHble OOHOL u3 uHTepecHed-
wux 1 6 1O e gpema OUCKYCCUOHHbIX npobaem — zennoll Tepanuu. Pedxorseeus obpawa-
PTCA K HUTOQTEAAM JCYPHAAQ € NPEOAONCEHUeM BblcKA3ATH (80U KPUTUUECKUE 3AMEYAHUR Ul
cymdenus no nosody nybausyemsix 8 arod pybpuke crared.

“IK 577.1
3ATAYU N NPOBJEMBI TEHHON TEPAIINN

B. A. Ropniom

IlpencraBnenuss o rexHoil Tepandd (GOpMHPOBAJIHCH B HEPa3PbLIBHON CBA3H
¢ TpEeRCTaBJEHHUSIMH © HAacJe[ACTBEHHBIX OO0Je3HAX, 34HHMAaIIIMX CpPeAH
pasjudilblX matosoruii ocofoe mMecTo.

JleueHne BooOiie npeiycmMaTpHBaeT XOTS OBl TEOPETHUYECKYIO BO3MOMK-
HOCTb BBIIGUHTb, YCTPAHHTH TeM HWJH MHBLIM NyTeM NpuHuuHy OoJsesnu. Ilpu
3TOM BO BCeX OTHOLUEHHWsIX NpeANlouTHTe/jbHee ee YCTPaHHTb. B ciayuae XKe
HacJaeNCTBeHHBIX OoJie3Hell MeNWLKHA BblIeYUTh HX (B HCTHHHOM [OHHMMa-
HHH 3TOro TepMI/IHa) HE MO2KE€T B NPUHHIHUIE, TAK KAaK JdXKe CaMd BO3MOXK-
HOCTb VCTpaHeHHs] Ae(deKTHOro reHa H 3aMeHa €ro NOJHOLEeHHbIM B paMKax
apceHaJlla CpPeJCTB M MeTOAOB 3APABOOXPaHeHHs A0 HelaBHero BPEMeHH He
paccMaTpHUBaiach.

C nosiBnenneM reHHofi HHXKeHePHM BO3HHKJIA TNpPHHLHIHANbHAA BO3-
MOXHOCTb PafHKaAJbLHOTO JIeUeHHs HacjeACTBEHHbIX OosesHeit. M xoTs
BHauaJe AJ5 3TOTO He TOJbKO OTCYTCTBOBAJ HeOOXOAUMBbIH MeTOLMYECKHH
annapat, HO U OCTaBAJHUCh HEMNOHSATHBIMH MHOTHE MPUHLHNHAJBHbIE BONPO-
CHl, TENephb CTal0 SICHO, YTO HUX pelieHHe JHIUb AeJo ofo3zpumoro Oyayuie-
ro. M ewie He 3Has B HeoOXORAMMBIX AeTatsiX, KaK pellinTs NpobJjeMy Jcue-
Hus HacaeACTBEHHbIX OoJsie3Hell, AJs HOBOro HamnpaBJeHHs Obll 11peAJoXKeH
M Boliles B 0OOHXOZL CHEUHaJbHBII TCPMHH — renHas tepanud. O6uenpHHs-
TOrO OMNpejeJieHHsT M NpeicTaBJeHUs] O Kpyre 3ajay, BXOASILIHX B TO, 4TO
Ha3BIBAIOT TFeHHOH Tepanuel, noka Her. Hallle BCero noja reHHOH Tepanued
NOJPasyMeBaIOT JeUeHHe HACJHeJCTBEHHLIX OoJie3Hell uyesioBEKAa IPH IOMO-
1y renoB denoBeka. Ho mockosnbKy cam no cebe red HUYEro OPraHu3My He
XaeT, TO ToOBOPA O reHax (M B NMPaKTHYECKUX peLIeHUsIX HMH MaHHNYAH-
pys), Ha BbIXOZLe 3aj]a4d MUMET B BHAY (QEHOTHIl — T. €. B KOHEUHOM HTOTe
(QYHKUMOHA/NBHOE MPOABJSHHE AKTHBHOTO NPOLYKTA 3KCNPECCHH 3aAaHHOIO
reHa (a Inpu reHHOH TepanuH — QYHKUHOHAABbHYIO Koppekuuio). Ho npu
3TOM TIOYTH BCErfa MOA HacJeACTBeHHBIMM OOJe3HSAMH HUMEIOT B BHAY MX
TPaAHUHOHHOE TONKOBaHHe. M HMEHHO K TAaKHM «TPaAMIIHOHHBIM» HaCAel-
CTBeHHbIM 60Je3HAM (Aa ¥ TO AaJeKO He KO BCEM) NPHBSI3LIBAIOT T'E€HHYIO
TepPanui H Bce NPeJACTaBJIEHHS O Hel.

B TpaAHMUHOHHOM >Ke NOHHUMAaHWU HacJeACTBeHHbie O0Je3HH — 3TO Ta-
KHe [aTOJIOTHH, KOTophle oOYCJOBJEHB Je(deKTOM TIeHa, OnpeleseMbliM
laxe B IpeHaTaJbHOM nepuole, U GeHOTUNHYECKH NPOSARJAAIOLIUECST B IO-
daBasolleM OOJbIIHHCTBE CJydyaeB cpa3y Nocje POXKAEHHs WIH B NepPBble
roasl KU3HH. M 34aech NpPUHUHNHATIBHO BCe MOHSITHO M B IJIaHE FeHHOH Te-
panHH H B nyaHe 00OCHOBaHHS ee HeOoOXOAHUMOCTH. B mnaaHe Tepanuu —
ec/]u H3BecTeH AedeKTHBIH reH, TO MOHATHO (MycTb B oOwieM Buae, HO MO-
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HUs 1e CyUlecTByeT.

Ho ecTh €llie OAHO OYeHb Capbesioe I, [0Akaayil, BceobbemJloulee
nosicien e 11e00X0 MMOCTH PA3BUTHA TEifllofl TepalHid — 3T0 LPUIIHIKAL0-
WAACa K UCTICDPENOCHMOCTH Harpy3xa Ha rcioM. B aTtMocdepy rOpoioB LLi-
6pachlzalOTC OCPOMITLIC KOJHUECTBA [CHOTOKCHUCCKHX MPOUVKTOB, LOA&

3arpaaiiserssl FAOBHTLIMM CTOKAMHE, HPOJYKTbl HHTAHHA [OTOBSHT i3 paniil-
:
~50%
P 0% Puc. 1. MyTalHOUHLIM TPY3 B €r0 WAACCHMECKON: Wpnipieluill
! l w ! raverTHsle (a), surotbie (0), 3MOpHOHANbHBIC JeriLth (8}
| Tfﬁfv ! 2 — HBOPOM/leHHble, J — I[3 HUX C HACJeACTBCHULILI (OUCs-
i ! I 59, MANMH
! | I { I Fig. 1. Mutational load in its classic maniIesinLiu.x:' sanets
R u . lethals {@): zygolic lethals (9); crubryonic lethals (e liv.-
- - ¢ Z born (2); % of them with hereditary discases (@)

NS

Puc. 2. HacneacrBennple Gone3HH uyenopeka (B INpONCHTAX MO OTHO-
WeHHIO Kk O6LIeMy YHCAY JKMBOPOWIEHHBIX): @ — BCEro; & — MyJbTH-
(axTopHple (MaTOJOTHI, DPHPOJA KOTOPBIX B 3HAUHTENbHOW Aepe He
BBISICHEHA); 8 — MOHOTEHILIe; 2 =~ XPOMOCOMHBIE

e

-

Fig. 2. Hereditary human diseases (% of the total number of live- £/ |/ l/ Foss
barn): « — total; 6 — multifactorial; 8 — monogenic; ¢ — chromoso- ¥~ 4 VAU
mal a 4§ ¢ ¢

TeJbiiOr0 M KHBOTHOrO Marepuasda, obpabarbiBaeMoro, (pakTiIueCKil, sHO-
XIIMIIKaTaMy, H BCe 3TO KPyTO BO3pacTaeT BO BPCMEHH.

CroJb BeIUKA HArPy3Ka Ha TeHOM YeJOBeKa, BHAHO U3 NPHBOJHMEIX
B anteparype uu¢gp [1, 2] (puc. 1). OueHurts, rie 3iech BKJIaJ COBpPEMEH-
HOfl meATeNbHOCTH HHAYCTpUanbHOro olulecTsa, a TAe eCTEeCTBEHHHBIH ypo-
BeHL MYTHDOBAHHS, OKA He NPENCTAaBJSECTCS BOSMOXHEIM, HO LH(PH 3TH
OCTaB/JIAI0T Quellb CHJALHOE BIeuaTJeHHe.

Cpenrn KMBODOXKJEHHBIX HACJeACTBEHHBIE [ATOJNOrHH paclpeleeHbl
caepyiomuM obpasom (puc. 2). Beero mereil ¢ HacseACTBEHHBIMH $osesHs-
Mu poxpaeress Ao 6 Y%, Ha MmyabTHdaKTOpHBble 3a60/JeBAHHS MPHUXOLUTCS
35, MoHoreHwnle — I —2 u XpoMmocoMHble cuHapomsl — 0,8—1,2 % [2, 3]

Ofluee YUCAO H3BCCTHBIX HAcAEACTBeHHBEIX GosesHedl OBICTPO yBeaH-
4YuBaeTcss MO Mepe HMX HM3YYeHHs, T. €., HALlero NoHUMaHus GaKkTHYECKOro,
peaJbHO CyIIECTBYIOLIEro IOJOXKeHus, H yvike pocturjo 3400; npuMepHo
2500 omeHHBalOTCA KaK MOHOreHHble, a aas 300 o6HapyykeH GHOXHMMUYeC-
KH# JedekT, ux obycaosnusanomui [2, 4].

MoHoresHble NATOJOTHH IMOTEHUHAJIbHO AOCTYIHLl AJsf TEHHOH Tepa-
MU, a4 AJS TeX H3 HHUX, Y KOTOPHIX HACHTHDUHUHMPOBAHO OGHOXMMHYECKOE Ha-
pyulende, B NpUHLHUE, MOXHO ObL10 Obl paspabaTblBaTh YaCTHYIO TEeHHYIO
Tepaniio. B ollpeRcieHHOM CMBICNE 3TO U A€1AeTCH.

B 6oaplinHcTBe ciyyaeB, KOTZa NaTOJNOCHs OBYCAOBJIeHA peIecCHB-
HbIM T€HOM H NPOSAB/AETCA H3-3a HeJOCTaTKa KOJHYeCcTBa RaHHOrO Oesnka
WIH CHIKEHHS ero (PYHKUHOHaJbHOH AKTHBHOCTH, KOMIeHCauus AedekTa
MOXKET OCYIIEeCTBJATLCS KaK HMIJAHTAUHEH MMOJHOUEHHOrO TeHa B KJETKH
Goaplioro ¢ Tem, uToObB OH KOAMPOBAJ B HHX HOPMAaJbHBIL 6elok B Tpeby-
€MOM KOJHMYECTBE, Tak M BBEJEHHEM YeJOBERY TAKOr0o MOJHOoIlleHHoro GeJ-
Ka, MOJlydeHHOro BHE AAaHHOIO MHAMBHUAYYMa. TakuM o6pasoM, MOXKHO To-
BOPHTL O NPAMOH U HenmpsAMoH renHoll tepanuu (puc. 3). Henpsamasa renuas
Tepailis BO MHorom OasupyeTcsi Ha TeHHOUHXeHepHOH OUOTEeXHOJOrHH.
Oanako oHa, B OTJIHYUMe OT MOJYYEHHS MeTOAaMH OHOTEXHOJIOTHM APYLHX
NPOAYKTOB, HCHOJb3YeMDLIX AJsi JICUEHHS YeJOBeKa, HMeeT Psf OCOBEHHO-
cTell, cOMHAKAIOMHX ee ¢ renHoll Tepamuel (puc. 4). 31ech aBTOp MOJKEH
CAENaTL HEKOTOPYlo OroBOPKY. TepMHH «HeNpsiMas [eHHas Tepanus» He
IPHHAT B JHUTepaType M BBeJAeH UM JHYHO. B aurteparype sty obaactb ua-
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e Bcero OTHOCAT 1100 K HoBOIl GHOTEXHOJCTHH, IH60 K «HPOAYKTOTEpa-
Ty, H ypTaTe’aln HeofXOAHMO 3TO yduTHIBaTh. Ho Tak kak TepMHUHH He
CYIUCCTBVIOT H3HAYAILHO, KOrl1a-To HX BBOJAST, TO aBTOP CUHTACT, UTO NOC-
A¢ cAeaallioll OToBOPKH B CHAY TOTO, UTO HA3LIBAETCH ABTODCKUM IIPABOM,
Gl MOXKET BBECTH TO, uTO 4O CHX IOP OTCYTCTROBAJIO, Ha OCHOBAHHUM NpHUBE-
Jlenolt Buillic apryvMentanrd. A TPHIKHBETCS TePMHNI HJAH HET, BOCIOJb3Y-
JOTCs M Kak HOBHIM IIOHSTHCM HJH TNPOUrHOPUPYIOT 32 HeHAJA00HOCTLIO,
NMOKaKeT BpeMsl.

Kpoume npenapatos yesosexa, mno-
JYYACMBIX [0 TreHHoIKeHepHoll GHO-
TCXHOJIOTHH, JJd UenpsAMOfl TelHoll
TCPAIIH HCIOJB3YIOTCS TC HJAH HHBIE
MOJIEKYJIADHbBle KOMIIOIEHTH UCJOBE-
Ka, CPeAH KOTOPLIX IO JAOCTYMIOCTH H,
KAK CJAeACTBHE, MAacCOBOCTH HCIHOJb-
30BallHs UPHMENSIOTCS pasJJuylsie co-
crapasmome xposi. B CUIA, mampu-
Mep, HHAYCTPHSI NMPOAVKTOB KpPOBYU Ue-
JIOBCKA HMeeT o60pOT OKOJO 2 MJpA
poanapos excroano [5]. Ho Boamox-
{IOCTH JIOJIYUEIHA IICXOJHOTO MaTepii-
ana JOCTHIJH, [O-BHANMOMY, CBOETO
upegesaa. KaxkAablil TOL B MHpE Iepe-
paCartpiBaerca 12 Map aurpos miaas-

Puc. 3. Tlpsimas (6} © rempsvas (@) reHHas
Tepanus
Fig. 3. Direct (6) and indirect (a) gene
therapy

MLl uesioBeqeckoii kposH [6]. I'ewuas uuKenepus 1103BOJSIET cAeJaTh AOC-
TYmiofi B KawyecTRC JeKapPCTBCHHOro Ipenaparta J000H HPOAYKT YeJNOBEKA.
Hekoropelc Takuc npenapaTthl yaKe HCIONb3YIOTCH, 3HauyMTeNbHAS 4acTb Ha-
XOAHTCA Ha pasnblx 3tanax paszpaGoTkd. Moxiuo ZyMaTh, uTo Mexkay 1995
1 2000 rr. Bce, UTO V uesNoBEKA MOXKET CJAYMKHTH AJd TepamuH, OYIeT Hce-
N0JIL30BATLCS B KIHIIIKAX.

Ilo, HeCMOTPsI Ha TAKNE NCPCIEKTHBEL, HeNPSIMOH T'eHHOH TepanuK npu
JeUelHH Hache/CTBenHbIX 6oJe3Heldl npucyIlH NPHHUHMNHAJbHBIE OFpPaHH-
genna. IlepBoc 12 HuX — 11€06XONMMOCTE NOCTOSHHBIX HEDBekUMH. Kpome
ocoBennocTell camMoil npouexypul, NPU HI'BEKIHAX NPOKHCXOAHUT HepU3HOJO-
FHYCCKIH HOJALEM KOULEHTpPauuH BBOAMMOro (M Bcerga — GHOJOTHYECKH
aKTHBIOIO) MPOAYKTA, 3aTeM KaKoe-TO BpeMs JHana3oH (hH3HOJOrHUECKOH
HOPMBI, TOTOM — llajleiliHe UXKe HOPMBI, ONATh WH'BEKIHA — H BCce clavalnaa
{puc. 5). CoBepUICHCTBOBAIlMEM AAHHON OPOLENYDPH SBJASETCH CICHHANLHO
paspa6oTanHLIl MlOrokanaablibiil HepeHocHOH 1acoc Ha Oarapeiikax co
CreluaJbHbIM KoMnbioTepom [7].

BropelM orpalinuenueM sBJASeTcA NpobaeMa NPHHATHS CHHTE3HPYEMBIM
BIIC OpraHiusMma uc’lozeka 6eJKOM NPABUWIbHOH INPOCTPAHCTBEHHOH CTPYyK-
Typel |8 9]. D710 orpaHnyennc, NO-BUIUMOMY, MOXHO OGOHTH, HCIOJMB3YS
Jsl BHOCHIITC3a MPOAYKTA KJACTKU JKHUBOTHOIO WMJHK uenoBeka, Ho B m06oM
cayuae cpofl ren ayumre. IlpoaykT 6yser o6pa3oBBHIBATECS B OpPraHusMe, H
He MOTPebyTCT UHbLeKLHH, MPOH3OIIAeT ONTHMaNbHAs MOCTTPaHCASIIHOH-
Hasg MoAMGUKAUNI [ YKJIadKa B NMPOCTPAHCTBEHHYIO CTPYKTYPY U T. I.

Bcee 310 mOTEIIMMAALHO YCTPAMMO NPH NpAMOIl reHHOH Tepamuu, npeay-
ecMaTpuBalollell HMNJAHTalUHIO TpeOyeMoro reHa B KJeTKH dYeqoseka. Jla
I caMa Hjes TakKoro JCueHHsl lacjelcTselHdbiXx GojesHell B oblledl dopme
Karkerca aOco.a0THO odeBuaHoli. PaccMorpum mpobneMy BHauyasne B pam-
Kax 3Toil Kakyulelicd 04eBUIHOCTH.

Cpasy obpamaer l1a cc6s BunMaHue ofMUPHBEIY ofnheM paBoT no KOM-
feMEHTALHH MYTAHTIOLO [CHA, BLIMOJNENIBIX l1a JedeKTHBIX KJeTKaX BHe
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OpraHuaMa, HEKOTOpbie NpPHMePbl KOTOPHIX mnpejcraBiehbl Huxe [10-—25]:

Bregenustt rex

B-TaobunoBbni
ps-T'no6uHoBwIit
ANEHO3HHE3aMIIHA3bI
ITOPT
ApPrUHHHOCYKWIHATCHHTETA3k
;- AHTHTPHIICHHA
I'nroxouepebposnnass

Tennl kaacca T ry1aBHOrO KOMNJAEKCa THC-

TOHECOBMECTHMOCTH

T JI0KOKOPTHKOHAHOTO pelenTopa
Aprunaset

Y®-sHnonyKIeassl
Of-meTnaryannn-mMeTHI-TpaHChepasm

TydenV
ERCC-1 ucnoreka

YTO KOMII1eMeH THPOBAHO

B-TaaacceMis

CeprnoBHAHOKAETOUHAS aHeMNs

CBHU

Cuxapom Jluwr Huxena
LiutpyauHemis

HegocTaTOUHOCTD NO O (-AHTHTPHIICHHY
Bonesnt Iaywepa
['KI-He1ocTaToqiocTs

FopMOHaabHbIE HAPYLICHUA
Aprumemus

[TurMeHTHas Kcepolcpma

UyBCTBHTEJIBHOCTH K XHMITMECKHM MYT4reHaM
I KaHucporenam

Y®@-nuayuupoBasias penapanis
UyscTBHTENLHOCTS K YD 11 xumuieckum re-

HOTOKCHYCCKHM areHram

B nanbHelillem npu MOATOTOBKEe K NepeBoAy paboT Ha uesoBexe CTa-
BATCA alaforuylible 3KCHePUMeHTbl Ha JaabopaTOpHBIX >KHBOTHBIX [26, 27].
B Tex cayuasix, Korga y KHMBOTHLIX OTCYTCTBYET ajieKBaTHAas IaTOJIOTHH,
HOYT Ha NMOAVUYEHHE CNelHaabHBIX JHHHH ¢ AedeKTOM TeHa, KOTOpbIf Npea-
MoJAaral0T WMILIAHTHPOBaTh uesoBeky [28] DTo — omepexaromue paGoTsl,
HOAroTaB/aHBalOIHe ObICTPOE YyBeJHYeHHe MacWTaboB TNpH TNepexoie K
uesoBeky. [IpHHUHNINAJIBHBIM MOMEHTOM B €ro MOATOTOBKE SIBJISETCH MOCTO-
STHHO TIpoHcXojasillee 3a pyBexoM ¢(opMHpoBaHHe OOIIECTBEHHOTO MHEHHMS
B TOM [JaHe, 4TO NpH HeoOXOAUMBIX NPELOCTOPOKHOCTAX BMeLIaTeNbCTBO
B FeHeTHYeCKHH annapar KJIeTOK 4yeJOBeKa Ha ypOBHe HblHe MKHBYIUHX HH-
JUBHAYYMOB $BHTcst 0e3onacHbIM M IIOJe3HBIM MeponpusitheM. B sToM
HanpaB/JeHHH NOCTENEHHO CHAMAIOTCSl Or'DaHHYEHHA Ha IKCIIEPHMEHTHI, KOTO-
pple eme coBceM HeAAaBHO NPEACTABJANHCL 3THUECKH abCOJIOTHO HeAomycC-
TuMbiMH. MMeHHO Tak mocTynua KOHCY/JbTaTHBHBIH COBET MO MCMOJb30OBA-
HHI0 pekoMOHHAHTHHIX MmoJekya B CIIA (rpe pabore nmo renwoil Tepanuu

! g ¢ b
MECTD MECTO 0
E N DKM BHOCHN- H
K L hwpga- 7634 £
T g HAR TERA POQYKTA ;
z. 2w Y
— A . _ i
! CHTEMR ] g WELTD i
rEH-TECTHPG- - - g AEACTENS £
| BAHHT nE TPORIKTA 7
[ == m— e P~ - R e i -t
§4d E £ |MECTO  mECTO
C oW |mvEKuno-  swacwre-
¢y |vosmmn 4 npo-
‘ W g VEHA AYKTA
4
[
i oHcIems gerie ouere| MECTO - MELTO HECTD KOHEY-
0% TN~ TECTHED- KO- WABAH iy o | - |AEHCTBM) e
BRI IPECTHY ,ﬂfﬂﬂq TEHA g fPOLYKTA|  yENs

Puc. 4. O6unocTh H pasnnuua npaMoil (a) u Henpsavoll (6) reHHO# TepanuM; 8 — GHOTeX-
HOJIOTHA JIEKapCTB

Fig. 4. Common character and differences of direct (a) and indirect (6) genc therapy,
¢ —drug biotechnology

OCYLLeCTBJAKTCA HaHbo/Jee HHTEHCHBHO), OTKJOHHUB MNpeanaraBUluiics 3a-
NpeT Ha HCNO/Nb30BaHHE TEHOB HeJOBEKA AJSI FeHHOHHXXEHEPHOI'Oo BBeAeHHs
HX B PENpOAYKTHBHBIE KJETKM uesoBeka (HO 6e3 mocheayiolleil UMIIAHTA-
unn) [29]. M Tenepn Bonpockl 0 TOM, UTO B HHX BBOJHTDb, 3a4eM H KaK MaK-
CHManbHO 0030NaCHTL IIOKOJEeHHs JIoACH OT BO3MOXKHBIX OTHAJEHHBIX MO-
caeAcTBHIT NOROOGHBIX MAaHHNYJAUHI, CMOKOHHO O6CYyXKAAWOTCA B CleHHaJb-
Holt nureparype [30]. B oTHOWIeHHH yesoBeKa MOKA TOMLKO 0GCYXAAKOTCH,
a Ha KHBOTHBIX yiKe 3(hdekTHBHO paspabarmBalorca. B cayuae
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B-TanacceMuy BBeJeHHe U€JOBEYECKOro IreHa B-rio6HHA B AMLEKJIETKH MbI-
el ¢ HacAeJCTBEHHBIM Ae(HEKTOM B aHAJOFHYHOM reHe NPUBEJIO K CHHTe-
3y MOJHOUEHHOr0 (HO XHMEPHOro — HalOJOBHIY MBIUIHHOTO, HAMNOJOBHHY
ueJoBeyeckoro) raob6HHa H yCcTpaHeHMw 00se3HH Kak (eHOTHNHYECKH, TakK
H reHeruueckd [31]. B ciyuae cepnoBHAHOKJETOYHOH aHEeMHH BBegeHHEM
rena f5-rno6HHA YesiOBEKAa IIOJIyUYeHA JIMHHS MblIIeR AJs1 M3ydyeHHs KOppek-
UMH B NOKOJeHusiX JaHHOH nartonoruu [32] Ilpoeesenbl ycnelHble paGoThl
10 MepeHOCy MBIIaM I'eHa o;-aHTHTPHUIICHHA 4YeJOBeKa H [0Ka3aHa ero moJ-

Kowqenmpagun
Puc. 5. Xapaktep M3MeHEHHS KOHLEHTDPALHH Ipe- 2 I \ \\
napara B OpraHu3Me npH HHBEKUHSX: & — BHIIE - Ll S

ONTHMYMa; 6 — 30Ha ONTHMYMa; 8 — HHXeE ONTH- §
MyMa
Fig. 5. The pattern of changes in prcparation

<z

concentrations after injections into organism: 4
a — above optimum; 6 — optimum zone; & — be-
low optimum Bpema

HOLEHHAS 3KCIpeccHsi B MeueHH Mbllledl Takoii JuHuu [33] n T. . Paspa-
6aTniBaIOTCH TaKKe MOAXOAB (MOKA TOJBLKO HA MUBOTHBLIX) M0 BBEIACHHIO
3a/laHHbIX TeHOB B 3MOpHOHBI [34]

Ho nau6onee sHepruyHo Begercsi MOArOTOBKA K TEHHOH Tepanuu uelo-
B€Ka B NIOCTHATaJIbHBIH NepHoA. B 3TOM OTHOILIEGHHH NPOHCXOAHT H OCHOB-
HOe (OpPMUPOBaHHE OOLIECTBEHHOrO MHEHHMA, M KOHHEHTpaUHf YCHJHH, H
npaktuyeckue paefictBusa. PopMHpoBaHHe OOIIECTBEHHOIO MHENHS 3a py-
6exom (ocobenno B CIIIA) npoMCXOAMT nyTeM HenpepblBHO MAYHIUX H LIH-
POKO OCBelllaeMblX KaK B CINCLUHaJbHBIX H3ZAHHUSX, TAK H B LIHPOKOH Ipec-
ce JMCKyccHH O ROCTOMHCTBAaX H MMOTEHLHaJbHbIX OMACHOCTAX TeHHON Tepa-
NHH H Mepax HUX NpeofoJieHHs. B INpakTHYECKOM Ke IJlaHe HMEET MECTO
OBICTPBHIN POCT YKC/a HAYYHBIX KOJJIEKTHBOB, MOTOBAIIHMXCS K paBoTe Herno-
CpPeJCTBEHHO Ha JIIOASAX H YyXKe OSKCIepHMENTHPYIOIIHX Ha HuX. Tak, B
1980 r. npsambie 3KCTepHMEHTHl Ha 4ejaoBeke (ABe GOsbHBIE Tasaccemueil)
NpoBOAMJA TOMbKO OfHa rpynna KaaiiHa, KoTopas aJjs 3Toro AOJXKHA
6oi1a Boiexath u3 CIHA (rge B To Bpems noaoGHble paboThl He paspelia-
nucs) B Hranuwo [35]. dtu paborbl BeIZBasu Gypio B npecce. Ho yxe B
1985 r., Tenepp yxKe HenocpeactBeHHo B CHIA, 3akaHYHBa/M NOAIOTOBKY
A paGoTsl HA JIOASX TPu CPyNnbl umcciegoearteseit [36]. A ¢ 1986 r. B
CHIA na 6GoJbHBEIX MIOASX FOTOBBl HawaTh paboTul ¢ odulHadbLHOTO paspe-
LIeHUA NPaBHTEJNbCTBEHHBIX HHCTAHUHH CceMb UEHTPOB IO TeHHOH TepanHH
[37]. CorsacHo ny6aukapusM, B HHUX OCYLIECTBJASIOT paBoThl B HamnpasJie-
HHUH TPaAHUHUOHHOM, T. €. pa3paloTKy JeueHHs HacJeACTBEeHHBIX Go/e3Hel
KAHOHHYECKOrO NOHHMAaHHS.

IMoxanyit, B HauGosee abCoNIOTH3MPOBAHEOM BHAE KOHLENHHIO TaKoi
redHod tepanuu copmynupoBan T. Opuaman. CorsaacHo efl, TeHHas Tepa-
0{si MeTOAOM TNOCHeAYIOMIHX npubamxeHuir OyLeT CTPEMHTBCH K CBOEMY
HieaJy — JICYEHHIO HacJeACTBEHHbIX 6oJsie3Hell myTeM Bhlipe3aHusi NMOpaXKeH-
HOTO I'eRa H BCTPaKMBaHHsS Ha €ro MecTo MoJHoLeHHoro [38].

910, 6e3yCNOBHO, KOPPEKTHAs 3ajaya, HO OHa COCTaBJAsfeT JHIlb Ma-
JAyI0 4acTh npob/ieMaTHKH Bcell TeHHOM TepalHU H A3JeKO HC CaMylo rJaB-
Hyto. KonuuecTBO 6OABHBIX ¢ MOHOT€HHBIMH Hac/ie[CTBEHHBIMH NOPAKEHU-
MH Ja<e CpeAH BceX BPOXKAESHHBIX IIATOJOrHH He SABJASIETCS AOMHHHPYIOLIHM.
Ecnu e olLeHHBAaTb HX MO KOHKPETHbBIM MOBPEXXJAEHHLIM TeHaM, MOKHO
BHIETh, YTO OHH paclajalTcs Ha OFPOMHOE YHCJO THIOB, B Ipexese — Mo
4HCJaYy FeHOB y uesqoBeka. M HeoKMZAHHO OKa3biBaeTCs, UTO BedyllHecs
paboThl cocpeloTOYeHbl He Ha OCHOBHON MacCe MOHONEHHBIX HATOJOTHH, a
Ha peA4yaHUIMX C/ay4asX, BbIBJIEHHBIX BO BCEM MHpe OT HECKOJLKHX HHIH-
BHAYYMOB A0 HECKOJbLKHX AeCATKOB. Tak MOXeT ObITh TOMbKO B OAHOM CJYy-
yae — ecan Noj ofluMe pPa3roBOPbl O TyMaHH3Me OTpabarbiBalOT TEXHOJO-
THIC, 1Js1 KOTOPOIil, KOHeuHo e, BbOHpaloT Haubosee ya06HbIEe MOJENH.

IlosToMy nepBoe, 4TO HAaLO MOHSATb U TPE3BO OUEHHTb — 3TO HCTHHHLIE
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NOTeNIAaAbIble RBO3MOXKIIOCTH T'eHUOH TepaluH B ee NOJUIOM BHAE, H yXKe
¢ 9TIX nozuuuii naceMoTpeTh Bech (PONT paboT, nX TEUAEHUHM H OXKHAae-
Mbie NCHIEHHS.

Y nocresney renilags Tepanug B ofuieM Buie NPCAVCMATPHBAET BMe-
WATCILCTRO B HACTCNCTBeHHbIH anmapar yenoBera 1nfd H3MCHEHMS HHJN-
BHAVYMA B 3aIaHlOM HaNpaBJeHHi, To 1 layuliaTh aHaans 1eoOGNOAHMO
¢ reilomMa ueJoBexa H H3MEHeHRH, HIDOH3CIIeNUINX B IIOCACAHEe BpeMs B
IpeIcTaBaCHIIAX O HACICACTBEHHLIX AedexTax i TOro, K 4CMY OHH NPHBO-
aaT. B ocuobe takux n3MeHeHHUIl seKaT AAHHLIE, NOJYUEHIble TPH [epexo-
JAe OT [3VUEHHs TFCHOMA K4aK IEKOTo YIHIIBCPCAJpbHOTO OOLIeBHIOBOTO KOM-
HoHe:rra X H3VUeHMIO NHAHBHAYAJbHBIX [ellOB HIAUBHAYaJbHBIX Jlojeil H
IIPeACTABASHHMAX O BBICOKOH cmenn@UUHOCTI 1acIeACTBEHHOro annapara
KaxJ0ro 4yejoBeKa:

OGues concpaannge JFHK na ramionIsbit Hadop ~3 Mapi I 1L
HIICS0 CTPYKTYPHBIN TeloB ~ 50000
Konnpyior Gcaxir ~ 60 M oo
C yderoM peryasroptbly MOCICAOBATEILIIOCTEH ITO ~ 100 Mam T
YacTora MyTaniil v uenosexa (Mo NenodnMop@HHM JOKyCaM) ~10-% pa | u. .
KoanueerBo myraiifl na renosM 3 NOKOJACHHe (M lHd QAHO AC-

JEeHHe COMATHUECKOIl KICTKH) ~ 350
KoanneeTso myTausdt Ha redbl, KOAHpYIOULME OenkH, sa HOKOJCIC

(111 B 0JHO JICJCHIC COMATINCCKOI KNETKH) ~1

Koanseetso  nykacoTinior (B CpeAites), Ha KOTOPHIC IPIXOANTCH

OJHA 3aMena v IBYX patibix niojed (1—3)-102

DBOIOLIIA HCIOBCKA ~4 MJIpI JeT, 9TO

~ 2108 renenalrni

IIprn ROBOIBHO 3HAUYKTEJNBHOM pa3Mepe reHOMa YeJ0BeKa, COCTaBJAIO-
meM 3-10° nap myniacotuaos (1. H.) [39], He Gosnee 2 % wux komnupylor Ges-
Kn [40]. Poab oCTasbHBIX MOCJAEAOBATENLHOCTE}l [/ BBEIIOJHEHHS FEHOMOM
cBOIX (VHKIMA W BJAHSHUE 3TOrO HA ueJOBEKA NMOKA TOJLKO HAadHHAIOT BHI-
ACHATLCS. HCHO JUIMB, YTO OHH AJS 4YE€ro-To HY2KHBIL. M xors uactora MYy-
Tanuil v 4cJ0Bexa OTHOCHTENLHO HeBesuka, cocraBiass 10-% mH. [39], ¢
Y4ETOM BPCMEHII 3BONIOUHH H TOrQ, 4TO JOCTaloch B HACAEACTBO OT Buia-
NpapoAuTesas poRa JlojucKoro, Jgaio6oi (He Haxoasumuics B NpAMOM pOXR-
CTBe) NHHIMBHI HMEET B CPeAHEM OJHO H3MEHEHHOe OCHOBaHHe Ha KaixKIbie
100—300 HYKICOTHIOB CBOErc reHOMa, OTJAHYAIOILeecs OT TaKOBOLO APYro-
ro uuAuBHAyyMma [41]. A 3To 311aYHT, YTO NPAKTHUYECKH KaXKAbIH TeH Kax-
JOTO aUHOro yesJoBeKa OTJHYAeTCs] OT AHAJOTHYHOTO T'eHa JAPYroro yeso-
Bexa I Ka)kAoe fefeHHe KJIAETKH YBEeJHYHBAET PA3JIHYHS eHOMOB. DTH JaH-
Hble 3acTaBJsIOT KOpPeHHbBM 06pa3oM [epecMOTpPeTh HAalllH NPEeACTaBJeHHs
0 TOM, 4TO TakOe HacJeiAcTBeHHas 6oaesHb. Beab eciiu 6oJe3Hb — 3TO He-
61aronpHATHO CKazuipamolleecs HA 3A0POBbE OTKJIOHEHHE OT HOPMBL, a HOp-
MV BLIBECTIl JI3 CTPYKTYPBI F€HOMAa HEBO3MOXKHO, Tak Kax MOYTH BCE T'eHEB
Y UHANBHIVYMOB XOTh HEMHOTO, HO pasau4aloTcss (M MeXKTeHHBIe Y4acTKH
TeMm 6os1ee), TO ¢ UeM H YTO CPABIHBATH?

SlBHble MaTOMOrHH, NPOSIBASIOIIMECST IpPH pPOXKAEHHH WJIW B Hadaje
1OCTHATAILHOrO Nepuoia, oyeBHAHBL. OHU-TO W AajH NPEACTABJEHHR O Ha-
caexcTBenlbX Oosesuax. IlepesoMsl (3a HCK/XOUEHHEM HEKOTOPBIX, $BHO
HacleACTBCHHO JeTeDMHUHHPOBAHHBIX CJAydYaeB), OKOLM 1 NMPOYHE TPaBMBL
OUeBUANIBl KaK IOPaxK€HHsI U HEe CBA3aHbl ¢ 11acaeACTBEHHOCTBIO. I‘IO KakK
pacueHHTh Bce OocTanbHOe? Beabh faxe 3a)uBiaeHHe NCPEJOMOB I OXKOTOB
ONMHAKOBOH CTeMeHW H JOKAJH3AUUH V PAasHHX JAI0Aell HAeT No-pasHoMYy.
A 4TO XacacTest APYLHX BO3AEHCTBHI, HalpuMmMep OTpaBJaeHMi, TO ogHA H
Ta XKe A03a A4 V KOTO-TO He BhI3blBaeT Jae pacCTpolicTBa Keayjika, a
APYLOro He yjaeTcsi ClacTu.

Tax peanusyloTCs pas3jHyMs B TeHaX UEJI0BEKa Ha NMpaxkTHKe., A Temepb
npoanaJH3UpyeM, Ka3anoch Obl, QUEBHIHOE — NPEACTABJEHHS © MyTallHsX
NPHMENHUTCIBHO K UEJTOBEKY. :

B nepsom npu6.iukeHHH 3/ech Bce oueBHAHO. Ho mo cytn mMbl umeem
€0 ¢ HeOOXOAHMOCTBIO H3MCHEHHS TPajMUHOHHLIX NPEACTABJEHHH O MYy-
TaUuHsAX NPH IepeHoce 3TOrO NMOHATHA 112 YesnoBeka. MyTallMH M3y4yaioT Ha
MOReJbHBIX o6bekrax. M oUeHKY BeAiyT nmo XOpOLIO 3aMeTHbIM pasJuuH-
sIM — pacTeT Ha AaHIOW NUTATebHOH cpeje MHKDOOPraHW3M HJIHM He pac-
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TeT (T. €. MOJNONCHEH fallilbiil (epMeHT WIH HET), H3MeHeHa (opma KphI-
Ja v Apo30hHIBL LT HeT ¥ T. 4. A MeJKHe OTVIHYMA — PAcTeT 4yyThb Jyullie
WA UVThL XYVIKe, JeTaeT 4yTh GbiCTpee WJH uyTh MejlJeHHce (T. e. HaHHble
BCJKI YVTL OTJANYAIOTCH IO cBoell (DVHKIMOHAJBHOH aKTHBHOCTH) MNPaKTH-
YeCK! HHKOTAA He VUHTHIBAIOT. [103TOMY KOrZa TOBOPSAT O MYTaLHAX, 0OblY-
HO UMCIOT B BHIV 4ETKHE npusHaxk. Ha ypoBHe reHa-—3To uU3MelieHHE,
IIDHBOASALIEE K KOIUDOBAHHIO MOJHOCTBIO WJIM MOYTH HOANOCTBIO (DYHKIHO-
HagLHo ucakThziioro Geaxa (wAl HaoBOpPOT — HACTOILKO PE3KO aKTHBH-
NOBAINOTO KWJIK CHHTC3UPYEMOrO B CTOAb OOJBIIHX — KoJaddccTBaX, 4YTO
(HVHKIIES, 11y ofenediBanaicd, IPHBOAUT XK DE3KO BBIPAMKCIHULIM [I3MeHe-
nosiv). Ha yposue reiioMa — JIHIIHIOIO XPOMOCOMY, TDAHCJOKAHHIO M T. J.

Jdns uedopera JKe WIKAgIa 3HAYHMOCTH N3MEHEHWH rcHoma, Kax Mmpa-
niao, ofparnasi. To, 4To BLI3BIBAET KPYNHble M3MeHEHHs (OYHKLIHH, UHalle
BCCro lipuBoauT 1 rudenuw npu (HOPMHPOBAHHH PENPOAYKTHBRIBIX KJIETOK,
raMeTiiofi, 3uroTHOH HAH >MOpHonalibiof JeTadd. B monamasiomem 60Jb-
IINICTBE CJAVUAEB C KPYOHBIME MYTALHAMH HE pOXAaloTcs — cpabaTbiBaer
MeRaligaM 2JIMIIHALIH NOBPEXKAeHHBIX KJeTOK HAK 3MOpHOHOB. A BOT He-
G0aBIIKC H3MeHellls 13 reliaX yailc BCero He MPemATCTBYIOT poxgenulo. M ¢
TAKUMI H3MelileHHsiMU TPHXOAUTCA KUTh Kaxkaomy. C BO3pacToM 4acTb
3TiX H3MeHeuunil peactnsdyercs B Te WM HHble 6oJe3Hu. HacnemcrseHHBIMH
60.1e3UAMH B TPAJANUIIOHIOM ITOHHMAaHHH MX HC Ha30BeMlb, 2 1O CYTH —
ol Bce HacacacTeennble. B nux Her Toll abconoTHOH BpcMeHHOH neTep-
MUHAIIHK, M[03TOMY OOBIYIIO NPEANOUHTAKT ynoTpelasaTs Oosee MATKYIO
TEePMINOJIOTHIO — HACJAeACTBEHHASL NpPeApacnooXKeHHOCTh. Ho NpuXoauTes
MCHATbL H LPENCTaBJeHHSI O TOM, 4TO 3HAYHUT NPOSIBJEHHE «Ipelpacrnono-
JSCHHOCTH®, T. €. HeKaTacTpo(HuyeCcKOro H3MeHeHHs B reHe ¢ BO3PAcCTOM.
Hewxotopble mpeicrapieHus o6 3TOM HIJIOCTPHPYIOT CJeAVIONIHe TaHHbIE
[42—447:

To1 KH3HHE

12 Tloasaente J:Hit UL Oasier 11a ¢oCy,1ax

14 Hawaao nngoamiyy 1vvea

25 Havaao naneuacuns nospex tennit renoxuoil JAHK coniaTiiiecklx x.1eTok

30 Cumxemic moTpelJeinisl KHCTOPOAI, &40 aTPOGHU MLILL, JaPYUICHHE Py HKIHI
CHMMYHRON 1T SiLTORD a0l CueTeM W oT. L.

40 Tlopwimiemte fenciiiceit THIGIOB B KPOBY, 3aMeTIOe Nopslntenne ofuiell Gole3HERHOC-
13, BO3PACTARIC “aoTOLl 4103 1 TOPHOrO H CTAUNOURPHOTO Jederid

Ha 1 «obulyiinie» MATOJOTHH HAYHHAKT OLEHHBATHCH COBCCM ITO-HHO-
my. Tax, mampivep, B Beanxo6putanuu 5 % HOBOPOXKAEHHBIX SBJSIOTCH
HocHteaaMH wictogpubposa (maH MyKOBHCLHIO3a B TEPMUHaX MeAHLUH-
¢KOil releTiiKii). 4TO MOXKIO FAHACHOCTHPOBATH cooTBercTByrOmumMu JIHK-
songamu [45]. CoenoBarteanlio, 5TO THNHYHBIH NMpUMep HacjaeAcTBeHHON Go-
Je3ny, Brocsiuleil BecOMbi# BKIaj B ypoBelb natojoruu: 5 % —sto 1 ue-
aoek 13 20. T'omo3nroTHoe cocrosiline (B CHJAY cJAy4aiiHOCTH COYETAHHS)
BOZIIIKAeT B TAaKoM ciayuae y onHoro nz 400 (B ycpenHeHHOM BapuaHTe,
ecrecTsenno). M tax Bo Bcem. JKu3Hb Bcex Jionell — npsMoe TOMY MOX-
TBCPXKAEHHE: V' OAHIX yI)Ke B PaHHEM BO3pPacTe Pa3BHUBAIOTCH 3JI0KAYeCTBEH-
lipie onyxodan, fcz xkaxnX Obl TO HM OBIO SBHBIX KOHTAaKTOB ¢ KaHIepore-
Hamu, oBJy4eHHers ¥ T. 1., a OPyrue JKHUBYT B 30HAX BPERHOro AeHCTBHS
XHMHYCCKHX 3aBOAOB, BLIXOAOB INPHPOAHBEIX HMCTOUHHUKOB PAaJHOH3OTONOB U
HHKaKUX ONyXoJefl v HHX 3@ BCIO XKH3Hb TaK M He NOsBJASETCS; V GOabIIHHE-
crBa  (0co6eliHO MYMKYHH) DPa3BHBAeTCS aTEPOCKAEPO3 ¢ CaMBIMHM HEXOpo-
MY TOCAEACTBUSIMH, a ¥ JPYTUX €r0 HeT H KHBYT OHH IO CTO JeT H T. A.

Ceroansa o4eBHINO, YTO BCe TAaK Has3bBacMble BO3PACTHBEIE NATOJOCHH
HACAEACTBEHHO ACTCPMHUHHPOBAHB (XOTSA B GOJNBLUIMHCTBE CAydaeB KOHKpET-
Hble TCHBI, 38 HHUX OTBeualoMiHe, elie H He HAeHTHOHUIHPOBaHH). A pas
TaxK ~— TO Bce OHH ABJIAIOTCSI B KOHCYHOM HTOre NOTEHUHAJNBHBIM OO0BEKTOM
reunoil Tepannn. M B 3TOM oclioBa TOH KOHUEHTPALHMH CHJI H CPEACTB, KO-
TOPYIO BKJAABIBAIOT 3a py6esKoM B JaliHoe HanpaBJieHHe. B TakoM KoH-
TeKCTe CH M Hajo AaBaTh onpefesdeHue, B cBoeM nonHom ob6heMe FeHHas
TepanHs — 3TO HIAEHTHOUKAUHUS TelIOMOB MOHHAHBHAYYMHO, NOC/JE 4Yero ¢
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NOMOLILBI0 KOPPEKLUHH HACjJeACTBEHHOI0 annapaTa KJeTOK BCEro OpraHusMa
WM OTAeJRbHHLIX TKaHell — yCTpaHeHHe MOJICKYJSPHBIX I[E€PBOOCHOB YiKe
UMEIOLIHXCA V JNAHHOTO YejoBeka OoJje3Heil H NpefoTpalleHHe NOABIECHHA
J065IX HOBHIX NaToJOruii co BpeMeHeM, a NpH KeJaHun (HAH HeoBxoam-
MOCTH) BOCCO3JdHHE B KJETKAX yeJoBeKa HOBOH reHeTHyeckol HH(popMa-
UMK, obecneunBaionleil NosiBieHHe Kak y HbiHe XHBYLIMX, TAK H B MOKOJe-
HHAX NOTCHIIHAJBHO JKOHBIX (EeHOTHIIOB, BIJIOTh A0 BOOOUIE OTCYTCTBYIOIUHMX
B TIPHPOJAE.

leHHas Tepanusi B ee HOJHOM O0beme COCTOHT H3 pAjda pPasaesoB:
resHass Xupyprusi, coOCTBeHHO T'eHHasi Tepanusl; TreHHas NPOQHIAKTHKA;
rellHas JHardHOCTHKA, reHHas BaKUHHAILMA; <Cellllbli aHTUIyMAaHH3M»; TeH-
Hasl HlXKeHepHs raMeToreHe3a, raMeT W 3HTOT; MPeHaTajibilasl reulras HHxKe-
Hepust. To, 4TO cOItacHO 0ObIYHO OOCYXKAdeMblM LPEACTABJEHHAM O «TPa-
AHIKMOHHON» TreHHON TepanuH (cM. Bellle onpeaenedHne Ppuamana) noiTa-
JOTCt TNpefCcTaBUTb KAK BCe HaMNpaBJ/eHHe, $SBASETCS JHIIb e€e YacTblo —
reHHofl xupypruefi. DTo HauboJee NOHATHHLIH pasfen. Mmeercs pedexTHbiil
redH B Fpynne KJETOK HJH BO BCeX KJCTKax opraHudma. M Toabko oH npH-
yyHa OosesHu. Bce ocTanbHble FeHbl (YHKUUOHHUPYIOT HOPMAaJbHO, BCS pe-
ryasiiiusi AeeKTHOro reHa feicrByer 6e30TKa3HO. 3aMeHHTh HCNOPUYEHHRLI
reH (WJH Jda)Ke ero HeOoJbLIYIO 4acTb — B Ipejese OAHO eAHHCTBeHHOe
OCHOBaHHE) Ha IMOJHOUEHHbI — U OpraHH3M 3A0pOB. ITO AeHCTBHTENbHO
KJaCCHKa, HO Tak OBIBAET, K COXKAJEHHIO, He HacTo.

B 6osblUuMHCTBE cJyuaeB caMm CTPYKTYPHBIE FeH KOAHpYyeT B AOCTaTOY-
HOH Mepe INOJHOUEeHHbIf NPOAYKT, HO H3MeHeHa {ocobeHNo ¢ BO3pPacCTOM)
oBwasa peryasauusa. TpebyeTcss BoccO3AaTh (PEHOTHN BONPEKH TOMY, YTO
NPOUCXOAMT B GoJbHOM opraHusme. M Torja npocras 3aMeHa reHa HHYero
He JacT. IIpHMepOM MOXET CJIYXHUTb HHCYJWHO3aBHCHMBIH auaber. Eciu
f-KJeTKH NOAXKeAYNOUHOH »KeJjiesnl MNOTUOJAM — MHCYJWH He [oCTynaer B
KPOBb, XOTsl BCe KJeTKH 4YesJoOBeKa (KpoOMe 3PUTPOLIUTOB, KOHCYHO) COAep-
XKaT WcnpasHblif reH mHcysauHa. IlpocTas 3ameHa reHa 3jgech HHYero He
JlacT — peryasTopHass CHUCTEMa KJeTKH BLIKJIOUHT 3aMeHeHHBIl FeH TOUYHO
TaK K€, KaK H He 3amclienHbll. [ToTpefyeTcst BBOAMTL CNELHANbHYIO MOJIC-
KYyJSpHYI0O KOHCTPYKLKIO, of0ecneynBarILyl0 BOCIPOH3BedeHHe (YHKIIUII
p-xierok. ITogo6Has cutyauHs B cBoell OCHOBC NpaBOMEpPHa M AJS MHOT'HX
APYTUX [aTtoJloruit. YcTpaHeHHe (HJIH MOJIEKYJSIPHYIO KOMIEHCANHIO) HX
BO3bMeT 11a cebs coOCTBEHHO FeHHas Tepamnus.

Ho amanua uHAMBHAYa/NBbHOI'O FeHOMa JOJIJKEH AaTh KapTHHY TeX OT-
RaAJIeHHBIX NaTOJIOTHH, KOTOpble II0KAa HAa3bIBAIOT «IIPeJPacloOKeHHOCTS -
MH». A MoOJHas AHArHOCTHKA (Hanpumep, ABYXMCDHbIH 3JekTpodope3 Bbi-
COKOro paspelleHHs) YyKaXXeT HAayaJo pPas3BHTHA KOHKPETHBIX HapylUeHHH.
M ux mox#Ho GyfeT KOMIEHCHPOBATL BBeJEHHEM B COOTBETCTBYIOIIHE KJeT-
KH COOTBeTCTBYIOIUHX pekOMOWHAHTHBIX MoJekysd. Dose3Hp OyayT JieduTb
L0 TOro, Kak OHa PasoBbeTCs, U 3TO o0ecileuyHT reHHasi npopuaakruka. as
€e OCyllecTBJeHHs, KPOMe aHaJ/Jn3a reHoMa B HCXOAHOM COCTOSIHHH (TNpH
pOXKAEGHHH HJIM B DaHHeM Bo3pacTe), Norpefyercs OLEHKA BPEMEHHBIX H
MHAYUMPOBAHHBIX H3MEHeHHH (3JUMHHALHUS OnpeLeseHHbIX yYyacTKOB, 3aCO-
peHHe MONajalOIMMH H3BHE PETPOBHPYCaMH H T. A.). 310 OyAeTr BHIION-
HATb T€HHAast AHArHOCTHKA.

OrtkpoiTHe aHTHCMblcaoBHX PHK npuBesio K NOSBJEHHIO KaueCTBEHHO
HOBOJl BO3MOXHOCTH — DeryJiAlid aKTHBHOCTH FeHOMa KakK COOCTBEHHOTO,
Tak H NPUBHECEHHOro H3BHE (HanpuMep, BUPYCHoOro). D70 O6ypHO pa3BHBa-
louleecss HallpaBJeHHe MO3BOJNIHT OOeCNeYWTb 3aIUUTYy OT BHELIHHX HHOpek-
JIHOHHBIX HYKJEHHOBBIX KHCJOT, a TakKKe OT OlaCHO aKTHBHPYIOULUXCS BHY-
TPEHHHX TOCAeA0BaTEAbHOCTEH, U TNpPUBEJET K CO3JAHHI0 CHUCTEMBI BO3Jell-
CTBHH, KOTOPasg MOXeT ObHTh HasBaHa reHBoil BaKLHHaUHel.

K coxanenuro, awoboe OTKpbITHE, JI060e HaNpaBjieHHe YEJOBEYECKOI
AeSITeNbHOCTH MOXeT ObiThb HalpaBaeHO Kak BO 6.aro, Tak K BO Bpel.
BosMozKell 0 «reHHBIH aHTHIYMAHU3M>.

MoKHO 0XHAATh, 4TO O Mepe HAKOMJEHHS ONblTa TeHHOHHKeHEPHO-
My BO3ReHCTBHIO OyAyT NOABEPraThbCsi FaMeTbl, 3UTOTH U 3IMOPHOHBL delso-
seka. CeroaHss 9TO NPEACTABASETCS HEMBICAHMbBIM B INEPBYIO ouepelb [0
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sTUYECKUM coobparkeHusiM. Ho OTHOCHTe/bHO HeAaBHO He MeHee 3THUECKH
HEMBICJHMO 3BydaJsa BO3MOIKHOCTL OMJMONOTBOPEHHS SHUEKJIETKM in vilro
¥ ee uMmiJaHTanus xeHuipHe. CerofHsi e 3TO — CTaHAApTHAs MeAHIHUH-
cKasi npoueaypa (ecTeCTBEHHO, TaM, I'le OHA NOCTABJeHa Ha AOJMKHBIA Me-
TOANYECKHUiT ypOoBeHb). B uesoBeueckom oO0llecTBe 3THKAa MeHSI€TCA COOT-
BETCTBEHHO TMPAaKTHYECKUM BO3MOXKHOCTAM. [lockoabky J1060e BMellaTesb-
CTBO B TeHETHYECKHH anlapaT 4peBaTO HENPeACKa3yeMbIMH NOCJeACTBHIMH,
©CTCCTBEHHO, UYTO TIpH oOCyXKAeHHH npoljeM TeHHOH TepanuH ocoboe
BHUMaHHE YREJAOT BOMNpOCam 6830H3CHOCTH U 3TUKE.

B cuay fnoka npakTHYeCKH NOJAHOH HeompeaeJeHHOCTH MOCAeACTBUA
HW3MeHeHHs] TeHOMa PeNpPOAYKTHUBHBIX KJETOK [aHHOe HalpaBjeHHe TFeHHOM
Tepanuu B Ommkaliuiem OyayiueMm, no KpallHed Mepe B TYMAHHLIX UeJsX,
He naaHupyercsi. CerofHs ero CYHTAKT B OCHOBHOM HEAONYCTHMBIM JJS
peaJsu3alUy B H3MEHEHHOrO 4e€/J0BeKd, XOTsl U OOCYKAAKT cJyyau Lede-
coobpasHocTu [46].

LlTO JKe KacdeTcsd H3MEHEeHHS COMATHUECKHMX KJETOK, TO 3JeCh MOXKHO
BBUIC/AHTb HECKOJIbKO aCieKTOB.

[TepBBlf M3 HHUX CBSI3aH ¢ TEeXHUKOH HUMMNJaHTaLWK reHa. Ha cerogHs
€1KIICTBEHHOH MCPCIEKTUBHON CUCTEMOll CYMTalOT NCEeBJOBHPHOHBI peTpo-
BUPYCOB, COJepxalllie BEKTOP Ha OCHOBe peTpoBHpyca. Takas yBepeHHOCTb
OCHOBLIBAETCSI HA OYeHb BBICOKOH, mpubamxkatouweiics k 100 %, sdpexrus-
HOCTH JaHHOH cuctembl. Ho efi mpucylud u OueHb cepbe3Hble HEJOCTATKH,
K KOTOpbIM OoTHOcsaTes [47—51]:

— NpeUMylLlecTBeHHOe (noka BoOOLie HCKJIOUUTE/NbHOe) MpHUMeHeHHe
ANS KJETOK, JONYCKAWILHX HM3BATHE H3 OpraHu3ma ¢ MOocjAeAyIoleH pedam-
TJlaHTaluel;

—— PETPOBHPYCHBIE OCTATKU BEKTOpA 3arps3HsIOT TeHOM KJETKH;

— npaBbiil LTR BekTOpa COAEPIKHUT MOTERIHAJbHO ONACHBIA AJf KaH-
LeporeHesa NnpoMoTop;

— eMKOCTb DeTPOBEKTODA OrpaHHvYeHa, H NpPpH HEOBXOAHUMOCTH BBCIC-
HHS1 HECKOJIbKHX I'€HOB 3arps3seHye reHoMd yBeJHYHBAETCH;

~— OCTAaloLlHecsi B BEKTOPE 3JeMeHTbl reHoMa PeTpOBHpVCAa MOCYT MPH-
BOJUTb K HeCTaOGHUABHOCTH KJIETOUHOrO reHoMa;

— npoMoTOp B cocTaBe LTR yrHeTaeT aKTHBHOCTb NMPOMOTOpa 3alaH-
HOr'O reHa, BBOAWMOrO Ha DETPOBEKTOpE.

dcHo, yTo HeoOXOAMM MNOHCK H Oogee NMOTEHUHANbHO 6e30MacHbIX CH-
cTeM BBeJEHHS.

Bropas ocofeHHOCTb CBf3aHa C COCTOSIHHEM BeKTOopa B KJCTKe. [lpir
KazKaoM dKTe pellJIMKAallHH BEKTOpa BEPOATHOCTH MYTAalUHH NMoOBbILIAETCA Ha
HECKO.1bK(O TOPSAKOB 10 CPABHEHUIO C TAKOBOH MPHU pelvIMKaUHH KJ/eTou-
Horo redoma [52—54]. TlosToMy uesnecoobpasHee HCMOJNB3OBATH BOOOIHE He
PeITHLHPYIOWHeCcsl B KJeTKaX YeJOBEKa CHCTEMBbI.

HaxkoHel, ¢ yyerom TOro, yto Haubosiee OMACHBIM SIBJISETCH NOTEHLIH-
a/ibHasi BO3MOMKHOCTb MYTalUMH pPenpoAYKTHBHBIX KJETOK MOA HAeHCTBHEM
BBOAHMBIX PeKOMOGHHAHTHBIX MOJIEKYJ, CHCTeMa BBEAEHHS MO/IXKHA MaKCH-
MaJgbHO OrpaHHYHMBATLCA COMATHYECKHMH KJETKAMH.

B oruHoWleHHH Ke 3ITHUECKHX InpobjeM HMeeT MeCTO MNOCTeNeHHbii
Aped() OT NOYTH NOJHOrO HEIPHATHS K Lenecoo0pa3HOCTH ¢ MepaMu MNpepn-
OCTOPOAKHOCTH. JluTepaTtypa 3lnech KosoccansbHasi. Ho HauGonee npuHHMae-
Mast B NOcJegHee BpeMsl olleHKa ({KOTOPYK B Kako#-To Mepe MOXKHO CYH-
T4aTb THNWYHOH) BbicKazaHa PpaHUYy3CKHM HAUKOHAJbHBIM KOMHTETOM IO
3THHECKHM MnpobJseMam B HayKe, COTVIACHO KOTOPOH BO3MOXKHbLIEe MyTailuH,
CBsI3aHHBIe ¢ BBENEHHEeM B LeJAX reHoTepaneBTHYECKHX MEepPONpUATHH pe-
xom6unanTHolt JHK, npeanaraercs paccmartpuBaTh Kak NOGOYHBIH TOKCH-
yecknit addexr TepaneBTHUeckoro cpencrsa [46]. Buiuparb-To Bemb npu-
XOAHTCS BCEro JIHWbL H3 TPeX BO3MOXKHOCTCH — [PONOJKHTL Ge3feficTBHEM
CTpajaHUs yYesJoOBeKka [0 TeX NOp, NoKa WX MpepBeT MHUJOCepAHast CMCPThb
(Beib reHHast Tepanusi npelycMaTpHBaeTCsl TOJMbKO B TeX CJydasix, KOrAa
MeAHUHHa OeccuibHa); YyOUTb 60JbLHOrO, YTO6 HE MYYHJCH, WAH IIOMOUb, C
PHCKOM BBHI3BaTh NoGOYHBlE HexeJjaTenbHble nocaeAcTBHA. Tak 4TOG rymaH-
Hee U 3THuHee?
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[Tpoitaer 11eMHOrO BpeMeHH, W FCHHAs Tepalusl BOHAET B NOBCELHEBHYIO
MHU3Ub PASBHTBIX CTpaH. MHOroe us TOro, UTO CErofHs ELH3LIBACT wUTpble
cuopnl, OyfeT KAa3aThCsl OYEBMAHBIM HJIM HAKBIbIM, BO3UHKUYT HOBbLIC NPO-
Gaemui, OTKPOKIOTCSH HOBble FOpu3oNTH. K mockouabky, kak 5ioKkaskiBaer BoCh
OIbIT UYEJIOBCYECKON ILHUBHJH3ALNY, IPOTPECC OCTAHOBHTHL HCBOIMOMILY,
JioR OYAyT XO35€BaMH CBOEro renoMa, T. €. cBoedl GHOIGIHYCCKOIl CyV/ab-
6bl. [l opHO cBeplleHue He CPaBHHTCA C TakHM coOLitiicM H HHKaKHe
IIPOrHo3bl He B COCTOSIHMH JaXKe B CaMOM NPHOJIHXKeHICM BHIE OUNEHHTh

€ro NoCJHCIACTBHS.

OBJECTIVES AND PROBLEMS OF GENE THERAPY

V. A. Kordium

Institute of Molecular Biology and Genetics,
Academy of Sciences of the Ukrainian SSR, Kiev

Summary

A range of problems comprising the notion «gene therapy» in the broad and narrcw
sense has been analyzed. In the broad sense this field of rescarch inciudes the following
components: gene surgery, gene therapy itself; gene prophylaxis, gene diagnosis, gene
vaccination, «gene antillumanism», gene engincering of gametogenesis, gametes and zy-
gotes and prenatal gene engineering.

Taking into account the components and the range of problems solved by them, the
full definition of the field of research has been suggested as well. In its full meaning
gene therapy signifies genome identification per individuum followed by correction of
hereditary cell apparatus of the whole organism or its separate tissues, elimination of
diseases inherent in the patient and prevention of appearance of any novel pathologies
with time and in accordance with desire (or in case of need) reconstruction (in human
cells) of novel genetic information ensuring the emergence of potentially different phe-
notypes up to those completely absent in nature in the living and {vture generations.
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HYRJEOTUAHOU IIOCJIEJOBATEJIBHOCTHA
T'EHOMA YEJOBEKA: ITPOEKTBI 1 IIEPCIIEKTHABBI

B. M. Kagrcan

Ha cTtpannuax mnayunblx KypHaJOB elle MPOAOJIKAETCS AHCKYCCHA O TOM,
HY2KIIO HAM He lYXKHO pacliddpoBbiBaTh MepBHUHYI0 CTpyKTypy Bced JIHK
HAC/IeJCTBENIIOND amnfapaTa uejJoBeKa, a yxe psif Jabopatopuit CIIA,
3anmaaHoil Esponbl 1 SInonuu MoayuHa rpantel AAsi ladajaa paboT, cBA3ah-
IBIX ¢ 3TOH rpaHmHo3HOH 3afauveil. Ee peluetide MNO3BOJHT 3HAUHTENbHO
ray6xe MnousiThb U HCNOJb30BATH MOJEKYJIADHble MeXaHH3Mbl KH3liH. C oil-
HOH CTOPOIIBI, 3TO AACT BO3MOXHOCTL Pacrno3HaTbh CHCTEMbl KOOPAHIIHPOBAH-
HOH peryJasiliu SKCIIpeCCHH I'EHOB H JIOKAJHM30BATh I'eHbl, OTBETCTBEHHbIE 34
JUTHIHBIA CTIHCOK HacJeACTBeHHbIX fose3neil H, Kolieullo, B NEepPBYI Odepelb
3J0Ka4ecTBeHHbIX HOBOOOpa3oBaHHH. C ApPYyro# CTOPOlbI, oNlpedefeline Mo-
caenoBatenbHocteil JIHK npejpocraBuT Aatinble, HMeLiHe OTPOMIUBIN HHTe-
pec camu no cefe: OHH AAAYT OCHOBY MAJsl CPAaBHEHHS CTPOEHUHS MHOCHX
reHOB CO CXOAHBIMH (PYHKLUHSIMH, CONOCTABJEHHs OPraHU3auUHMu LeJbIX ce-
MeHlCcTB I'eHOB H nOC.HellOBaTeﬂbHOCTEl‘:[, OTBETCTBEHIIBIX 34 HX AKTHBHOCTD,
NOJONTH K TIeHeTHYEeCKOMY KapTHPOBAHHIO HHJIHBHAYVAJLHBIX JH4YHOCTEH C
nnanboJsiee BBICOKHM paspellerHeM [1].

B TeuenHe mocsaealiHx ABYX JeT B pasHbix ropoaax CLHA npouio Go-
Jee JAecsiTKa HayuHbiX COBeHIallHii PasqHYHOTO XapakTepa, MOCBsILEeHHBIX
00CY2KJEHHIO NepCHeKTHB onpejesiellHsl NOJHOH HYK/JIEOTHANON NOCJeAOBa-
TeJLHOCTH reHoMa uejoBeka. OnHO U3 Takux coBewiaHuid B r. CaHTa Pe,
opranusosannoe DOE (Department of Energy), cofpanao upesspiuaitHo
BaAUSATeNbHBIX VueHbIX CoeauHeHHblx llItatoB B 3ToH o6JactH ecTecTBO-
sunauus. Cpeay Hux Obuih Y. Fun6epr, A. Baarumop, ¥Y. Boamep, M. CHH-
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