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UTO Takoe reHHas UHXXeHepua?

[eHeTn4yeckas NHXeHepua (reHHas
NHXXEHEepUs) — COBOKYMNMHOCTb  _
npnemMoB, METO40B N TEXHOSTOMNU
nNosTly4eHnst peKoMomHaHTHbIX PHK 1
NHK, BbioeneHns reHoB n3 opraHn3ma
(KneTokK), ocyLlecTBneHud
MaHUMyNALUN C reHamMmn, BBeA4eHUd nx
B Apyrne opraHn3mMbl 1 BblipalluBaHU4
NCKYCCTBEHHbIX OpraHM3mMoB nocne
yaaneHus BblIopaHHbIX reHoB 13 HK.

[eHeTuveckas UHxXeHepus He
SIBNSIETCHA HAyKOW B LUMPOKOM CMbICHIE,
HO SIBNSIETCS MHCTPYMEHTOM
BUoTEXHONOIMMN, UCNONb3Yyst METOAbI
Taknx BMONOrMYEeCcKMX HayK, Kak
MOJIeKyrsipHas 1 KneTo4Has buonorus,
reHeTvika, MMKpobuonorus,
BMPYCOMOrus.




OCHOBHbIe 3Tanbl co3aaHusA
TPAHCreHHbIX KIeTOK U OpraHu3moB

_baxrepuansxan [IHK
\
| TeH INA0TOKCHNA
l. HOHY‘IGHI/IC N30JIMPOBAHHOTI'O I'CHA :
reéH IMQOTOKCHNA
2. BBGI[GHI/IG I'CHa B BCKTOP JIA IICPCHOCA B Baigenexwe rewa gy | y
OpraHHU3M. - Cospanue reneTuecx
MX KOHCTPYKUME C

3. IlepeHOC BEKTOpa C TEHOM B FHOM IHAOTOKCHHA

Ka ocwoseTi - nnasuy

MO (PUITUPYEMBII OPTaHU3M. e
4. TlpeoOpa3zoBaHME KJIETOK OpraHU3Ma. : "
5. OT0Op reHeTHYEeCKU MOIU(DUIIUPOBAHHBIX  bacilus thuringieensis {

TRt

Oprann3MoB U YCTPAHCHHUC TCX, KOTOPBIC HC

OBUIM YCIENTHO MOAU(DUIIMPOBAHBI.




DepMeHTHI TeHeTUYECKOH
HHKCHEePUH

OCHOBHEIMU (PEpMEHTAMU,

SIBISFOTCA:
PECTPHUKTA3bI

JIUT A3

JIHK- moimumepassl
OoOpaTHBIC TPAHCKPHUITA3bI
(peBepTasbl)




JlocTHIKEeHHUA M MePCHIEeKTUBBI
FreHETUYCCKON MHKCHEPHUH

1. I'eHeTHUYECKAd NHKEHEPUS
MUKPOOPTraHU3MOB;

2. l eHeTHUYECKaAsT MHKEHEPUS
PACTEHUM;

3. I'eHeTn4deCcKass HHXKEHEPUS
’KNBOTHBIX

4. I enHas Tepanus.



I eHHAS MHKEHEPU S
MUKPOOPraHU3MOB

N

A.HYaxpabapmu

1980 1. — Ha4a10 MPOMBINJIECHHOW T€HHOW MHXKEHEPUHU MUKPOOPTaHU3MOB. Bhijan

MEePBbIM MATEHT Ha T€HHO-WHKEHEPHBIN IITAMM MUKPOOPTaHU3Ma, CIIOCOOHBIN pa3Jiarart
HE(Th.



NMony4yeHne reHHO-MHXXEeHEePHOro MHCyrnuHa

OHK

BBeneHue peKOMGMHAHTHON [ o @ ]

Knetka nomxeny.qo'-mou AHK B kneTky GakTepun reHHO-MoANGULMPOBaHHAA

Xenespl Yenoeeka GakTepus
FeH, KOAUPY KOLWWA \ / ‘
CUHTE3 UHCYNUHA

PekxomGuHaHTHas OHK,
copepxalas rex m-lcynuua -
- MO pasMHOXalOTCH

U BEblpabaTbiBaloT

MHCYNWH Yenoseka
Bbipe3aHue y4acTka
OHK 6akTepum / nnasmuaHon OHK

NMnasmugHasn
- OHK

BakTtepus WHCYynNuH 4YenoBeka

WHCynuH
Yernoeeka —

SKCTpaKuua n
OYMCTKa MHCYNMHA

EMKOCTb

Eme yepes 2 roga ObLT pa3penieH A1l KITMHUYECKOTO UCIIOb30BaHUS MOJTYUYCHHBIA U3
OakTepuu 1-i1 JeKapCTBEHHBIN Mpenapar — 4eJI0BEUECCKU UHCYIIUH.



Mnaamupa

Sampw MPHK o
moma @ il ok, b pel:lnuumyrorc, A
M3 KNETOK 7 NPK BLIPALYMBAHUM

NOLKEN YACMHOK FEHETUMBCKH
Mnaamnaa Xeneiw Yenosexa MOAWDHULNPOBAHHOR
paspeiana MPHK Gaxrepuu
epmenTamm E— 10 MATPe PRI
PECTPUKLIAK nyTem obpaTHon Buinenetme
TPAHCKPUNLUNN W OMMCTKE
~ KAHK ¥ nonyuanT komnnemes 4ENOBEMECKOND
Tapuyw [IHK ncnone- WHCYT S
\ / 3yR pepMeHT 0Opar- PexoMBHHaHTHEN
HOM TPAHCKDUNUNA MHCYNWH MOXET
U OuiTe MCNONLIOBAH
Mnasmuarsii BexTop: ans GoneHsx
© GaxrepuwansHan nnamnaa, c auabetom
wecywan [IHK ana
NONYHMEHNA YeNOBEYEeCcKoro
WMHCYNUKa

ADYTMX NNasmMua

Mnasvmnoa seegena
B XOIRNCKYIO KNETKY, @%
He cofepxalLyo



[O. A.OBUMHHUKOB

B namreit crpane FO. A. OpunnHukoB 1 B. I'. /[e6a00B ¢ cOTpyaHUKaMu
MOJTYYUIN MUKPOOPTraHU3MBbI, 3(P(HEKTUBHO CUHTE3UPYIOIIHME HHTEPPEPOH
yesjoBeka (10 5 Mr uatepdepoHa Ha 1 1 cycnen3uu 0akrepuid, yto B 5000

ia3 OoJIBIIE, YeEM COI[ei)KI/ITC}I B1n KiOBI/I I[OHOiOB).
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[Tomyuenue O0akrepuu E. coli co BCTpOEHHBIM F'€HOM COMAaTOTPONMHA — TOPMOHA POCTa
YeJI0BEKA, KOTOPBIM MCIOJIB3YETCS HE TOJIBKO B MEAUIIMHCKUX 1EJISIX, HO U B

IPAKTHYICCKOM KMBOTHOBOACTBC, IIOBLIIIAA C CI'0 IIOMOIIbIO MHTCHCHUBHOCTD POCTa

ZKUBOTHBIX.



I eHHaa Tepanus

I'eHHas Tepanus — 3TO YCTPAaHEHHUE TEHETUUYECKUX Je(PEKTOB (KOPPEKIUs
HACJICICTBEHHBIX MATOJIOTHUI) TyTEM BBEJACHUSI B COMATUYECKUE KIICTKU

MOJTHOIEHHBIX ((DYHKIIMOHATBLHO aKTUBHBIX ) TEHOB BMECTO (MJIM IIOMHMO)
MOBPEXKJAECHHOTO (MyTaHTHOIO) I€HA.




BupycHble BEKTOPD

BupycHble BEKTOPbI — 3TO MHCTPYMEHTbI, 0ObIYHO NCMOSIb3yEMbIE
MONEKYNAPHbIMU Dnonoramun Anst 4OCTaBKN FEHETUYECKOro
mMartepuana B KIeTKU. QTOT MPOLIECC MOXET BbIMONMHATLCA BHYTPU
XKMBOro opraHn3ma (in vivo) Unm B KyneType KIeToK (in vitro). Bupyceil
paspaboTanu cneyuann3mpoBaHHble MOSIEKYNSIPHbIE MEXaHU3MDbI
ana 9dpeKTUBHOIO TpaHCNopTa CBOMX reHOMOB BHYTPU KNETOK,
KOTOpble OHM 3apaxatoT. [locTaBka reHOB 1Unu gpyroro
reHeTUYECKOro Martepuarsra BeKTOPOM Ha3blBaeTCA TpaHCOYKUMEN, a
NHPUUMPOBAHHLIE KITETKM OMUCLIBAOTCA Kak TpaHCAYLMPOBaHHbIE.
MonekynapHble bronoru BnepBble UCMONb30Banin 3TOT MEXaHU3M B
1970-x rogax. 'lon bepr ucnonb3osan mogndunLmMpoBaHHbIN BUPYC
SV40, cogepxawmnn JHK baktepuodbara A ons 3apaxeHust KNneTok
NOYKM 00e3bsIHbI, COaepPXKaLLMXCS B KYNbTYpe.

[ToMUMO NX NCMONbL30BaHUS B UCCNEeOoBaHUAX MOMEKYNSIPHOM
B61onornuu, BUpYCHbIE BEKTOPLI MCNOMb3YOTCS ANsl reHHOW Tepanum
N pa3pabdoTkm BaKLMH.



KneTkw in vifro

- -
PexoMGunanTubii — PexJHK
/
255
v Cenexnms
iR Ky ruBHpoBaHHe
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S— MeToabl
© —_ pexIl\iiK

FreHHOU
\\ PexomMOHHAHTHBLIA {mpyc
N Tepanum

HBe CTpATEeTrHH I'€HOTEepAaIlHH. BBEACHHE TEePAlICBTHYECKHX I'€HOB B

KIIeTKH-MHINeHH BHe OpraHHusMa (a) i BHYTIPH oprasusMa (0)
[Pe1OuHH, 1999]



Jlnst mepeHoca TEHOB dYalle BCETO HUCMOJBb3YIOT OTHOCHUTEIBHO JIETKO
NOCTYNHBIC KJIETKUA: (PUOpOoOIaCThl, JUMQPOLUMUTHI, KIETKHM TICYCHU-
reNaTOLUThL,KEPATUHOLUTEI, 3HJAOTEINATbHBIE W MBIIICYHBIE KIIETKH,
CTBOJIOBBIE KJIETKM KOCTHOIO MO3ra. Takhe KJIETKHM MOXXHO HW3BJI€Ub W3

OpraHu3Ma, BKJIIOYHUTh B HUX HYXKHYIO T€HHYIO KOHCTPYKIIUIO, MPOBECTH
OTOOp U KYJBTUBUPOBAHHE In VItro TpaHCPOPMUPOBAHHBIX KJIETOK, a
3aT€M BHOBb BBECTU UX (PEUMILIAHTUPOBATH) B OpraHu3M 0oJibHOTO. [Ipn
3TOM y PEIMIIMEHTAa HE PA3BUBAETCS HEKEJIATEILHOIO KIMMYHHOTO OTBETA,
HO caMa MpoIreaypa sIBISETCA BEChMa JOPOTOCTOAIIECH U TPYTOEMKOM.



JlocTHskeHu s

IIepBas ycremnHas ImonbsITKa
IIPUMEHHUTH TEHOTEPAMHUIO B
KIIMHUYECKOU MPAKTUKE
Obu1a mpeanpuHsaTa B 1990
roay B CIITA nns
M3JICYNBAHUSA Y 4-JIETHETO
peOEHKa UMMYHOAC(UIINTA,
00yCJIIOBIICHHOT'O MyTaIeHn
B I'€HE

aJICHO3WH/IC3aMHUHAa3kI (IeH
ADA).




AwaHu e-CunbBa. lNepBbin Baxtepus, Hecywan nnaamupy c [eHeTuyeckw

YENoBeK, BbiNEYEeHHbIN C KNOHMPOBAHHLIM HOPMANbHBIM  [@3AKTHBHPOBAHHBI
’ & resom AZIA eTDOBMDYC

MOMOLLbIO FeHHOW Tepanuu sl

KnoHupoBanHuiit res ANA
BHEAPAETCA B BHPYC

T-numdoumnTs, BuaeneH-

Heie y nauwenta ¢ SCID | &
, (o]
¢ /I
g eHeTHYeCKH MOAHDH- Perposupyc uHGHUMpyer
UNPOBAHKLIE KNETKH KNeTKH KpPOBM, nepexocs
PEMMNNAHTHPYIOTCH W B HHX rexs AfJA
npou3soaat AllA
_ H\
et KNeTku BHpaWMBanT B kyntype, Tobb ¢

ybeaurses, yro rew AA akTueen

CxemMa reHHOM Tepanum TAXenoro KOMOGMHUPOBaAHHOIo UMMyHoAedULUTA
(SCID), BbizBaHHOro AeceKToM reHa ageHosuHaesaMmuHasbl (AA) I




Bexktopuan
AHK

res ANAY
yenosex
bencie KpPoBsHLIe KNeTKN,
gxnmoMan T-MumpoLmTs!

PeTposupyccogepxalwan
: o290 pexTopHas [IHK
Buinenexune Gansix Nuduumposarne
KPOBSHbLIX KNETOK ’ NenKounTos
pebenxa PETPOBMPYCHBLIM
sexTopom ¢ AQA"

et

(0)

Pebewox, DonsHou TRxenon ALA Perpoenpycras [IHK, nurerpmposanHas
‘ MMMYHHOW HEOOCTATOMHOCTLIO 8 XPOMOCOMbI NENKOUUTOS

Cunres ALA

BoOCCTaHasmmeaer

MMM YHHYO DYHKLWO

Ha NEPVONA XMHUIHN
neikoumTos, Beenexne neikoumnTos, v PocT kneTok KynsTypbil

HO NEeYeHNe MOXET :mcnpoocnpy.oumx M NPOBEepPKa IKCNPeccHn

nepuoanecKn Tpamcres ANAY “YenoBeyecKkoro

NOBTOPSTLCH B8 KPOBEHOCHYO CUCTeMYy Tpancrena AfIA*

Puc. 4.68. anHuHﬂ reHHOW Tepann. Jleyerne TAXenou UMMYHHOW HEOCTAaTOYHOCTH




MyKOBMCLIMA03

Psin uiccinenoBaTeniell B pa3HbIX CTpaHaxX IOJIAraroT, YTO CETOAHS HamOoJiee pealibHa
reHoTeparis MyKOBUCIKI03a. DTO TKEIOE, PEUECCUBHO HAacCIEAyeMoe 3a00JieBaHUE
(mopaxaroiiee B ctpanax EBpomnbl ogHOro 3 2500 HOBOPOKICHHBIX), 00YCIOBICHHOE
nedexramu B reHe CFTR (cystic fibrosis transmembrane regulator), koTopble NpUBOAST
K TIOPQXEHUIO DK30KPHUHHBIX JKE€JI€3 U TMPOSBIAIOTCS 4Yallle BCEro0 B  BHUJIE
OpOHXOJIETOYHBIX U3MEHEHUM. B MpOoTOKax HEKOTOPHIX OPraHoB (OCOOEHHO B JIETKUX U
MOJIKEITYIOYHON  JKejie3e) cKamumBaeTcs ciu3b. (OHa CTAHOBUTCA MCTOYHUKOM
OakTepuaIbHON MHPEKIMU, KOTOPAsi C TPYAOM MOJJIACTCS JICYEHUIO aHTUOMOTUKAMM.




Cxema JgocTraBKu HopMa/abHoHM Korv redHa CFTR nipu reHHo¥M Tep armie Jier otHoH
¢ opMBI MyKoBHCLI03a
HaHpHMep, JJI JICHCHUA JIETOUYHOU (I)OpMI)I MYKOBHUCIIHMA03a JIEYEOHBIN I'CH,
BKJIFOUEHHBIN B JIMIIOCOMBI, BBOIAT B AbIXATCJIbHBIC IIYTHU B (I)opMe
Ad3pPO30JIi. OI[HaKO 10 KIIMHUYCCKUX HUCIIbITAHUU IpeaACTOUT CIIC PCIINTD
HCIIPOCTHIC BOIIPOCHI BBaPIMOILGfICTBI/I}I I'CHCTHUYCCKHUX IIPCIIAPATOB C
KJIETKAaMM, YCTOMYUBOCTH d(PdeKTa U T.1.



B Hacrosiiee BpeMs yCIIEIHO pa3padaTbiBalOTCs, B TOM YHCJIE U B
Hallel CTpaHe, TCHHO-UHKCHEPHBIC ITOAXOAbI JICYCHUS MBIIIICYHOU
auctpoduun JromeHHa. 9To 3a00JIeBaHUE, CLIECINICHHOE C X-
XPOMOCOMOM, MPUBOJUT K PAHHEN MHBAJTUIHOCTU U JETATbHOMY
HUCX0ay B Bo3pacte 10 20 JIeT oqHoro U3 Kaxasix 3500
HOBOPOXKICHHBIX MAJIBYMKOB.




OnvH W3 BO3MOXHBIX ITOAXOJ0B K TEpaluh STOU
00JIE3HN — BOCCTAHOBJICHUE YKCIPECCUU AUCTPODHUHA
yTeM TPaHCIUIaHTAIMU MHUOOJIACTOB B MBIIIIIIBI.

OnucaH MOJIOKUTEIbHBIA TEPANEBTUUYECKHUN A(PPEKT,
KOTJIa MAJIBYUKY B Bo3pacTte 6-14 JIeT uMEermmuM 3TO
3a00JICBAHUE, TPAHCIUIAHTUPOBAIA B MBIIIIBI
HOpPMaJIbHbIE MHOOJIACTBI, B3SThIE OT OpaThEB WU
OTIla W BBIPALICHHBIE B KYJIBTYpE JO HYXKHOIO
KOJIMYECTBA



JpyToil TeHHO-UHKEHEPHBIN TTOAXO0/ JICYECHUST MBIIIIEYHOU AucTpodum roneHHa—
I'€H JUCTPO(UHA BBOJST HEMOCPEICTBEHHO B CKEJICTHBIE MBIIIIBI C MBIIICYHOM
nuctpoduen myreM MHbEKIHUM. [Iporienypa 101KHA HEOZHOKPATHO MTOBTOPSTHCH.
Bekropnas JIHK momamaer B KpoBb M Pa3sHOCUTCA MO BCEMYy OprasHusmy. B
ONBbITaX Ha MBIIIAX IMOKA3aHO, YTO YBEJIMYECHHUE KOJIMYECTBA reHa AUCTpPO(dHUHA

MPOMCXOAUIO HE TOJBKO B CKEJIETHBIX MBIIIIAX, HO TaKKe B AuadparmMe W B
cepllle, MOpaXCHUE KOTOPhIX — OJHA W3 YacThlX MNPUYMH cMmepTu. [eH
TUCTPO(UHA SKCIPECCUPYETCS U OKA3BIBAET TEPANCBTUUCCKUN (P (PEKT.




[Ipy 71e4yeHMH «CEMEHHOM THUIIEPXOJECTEPUHEMHUN», OO0YCIOBICHHON
MyTalMen Oejka pelenTopa, KOTOPbIM B KJIETKaX IE€YECHW JOJKEH
CBA3bIBATh YACTUIY, IEPECHOCAIIYI0 XOJECTEPUH B IUJ1a3Me€ KPOBH,

oosbHOrO orcekaroT 200-300 r medeHu. lemaromuTsl (KIETKH nequu{
KyJIbTUBUPYIOT W MOJBEPraroT TpaHC(hOpMali B Ja0OpPATOPHBIX
YCIOBUAX. B HHUX BBOAAT HOPMAJIBHBIK TE€H, MCIIOJNb3ysl B KayeCTBE
BEKTOPA aJICHOBUPYC WM ITyTeM OOMOApAMPOBKHU KJIETOK M3 CIICIIUAIBHOU
«TE€HHOW MNYLIKW» 30J0TBIMA NYJIbKAMH, T.€. YaCTUI[AMUA 30JI0Ta C
HaHECEHHbIMM Ha HuUX (pparmeHTtamu JIHK, Briouarommmu JiedeOHBIM




B CMMU 2001 1. nosBUInCh CEHCAIMOHHBIE COOOIIEHHUS O
poxxsienuu B CIIIA nepBbIX reHeTU4eCKU MOAUDUITMPOBAHHBIX
nerer. [ eHHO-UHXKEHEPHBIN TTOAX0/1 UCTIOIB30BAH ISl IIPEOIOJICHUS
BPOXKJICHHOT'O OECIIOUS KECHIIWH, BBI3BAHHOTO 1€(hEKTOM
MUTOXOHIPUN.




['eHeTHUEeCKH MOAU(PUIIMPOBAHHBIC JCTH TTOSBUIUCH Y
OOpeUYEHHBIX Ha OECIUIOANE MaTepeil Oiarogaps MepeHOCY B UX

sinekneTku JJHK HeneheKkTHBIX MUTOXOHIPUH.
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[edhekTHbIe ANLIEKNETKA 6
, NeHme

MUTOXOHAPUY  PELIMUEHT) \ / gﬁ?&em?emm
HopmanbHble ALEKTIETK /
MUTOXOHAPWN
\ TOHOPA \ 3urota

—

- [MBPUAHAA

ANLEKNETKA



OnacHOCTH reHeTHYeCKOM
NHKEHEPUH

1. B pe3ynbrare HCKYCCTBEHHOTO JI00ABJICHUS YYKEPOIHOTO I'eHa HeNPEABUICHHO
MOT'YyT 00pa30BaThCs ONACHBIC BEIIECTRA.

2. MoryT BO3HHKAaTh HOBBIE ¥ OTACHBIC BUPYCHI

3. 3HaHMS O JICMCTBHUM Ha OKPYKAIOIIYIO Cpely MOAUDUIIMPOBAHHBIX C ITOMOIIBIO
T€HHOW WHXKCHEPUN OPTaHU3MOB, IPUBHECEHHBIX Ty/la, COBEPIICHHO HEIOCTATOUYHBI.

4. He cymiecTByeT COBEPIIEHHO HAJICKHBIX METO/IOB IMPOBEPKU Ha OE3BPEIHOCTb.

5. B Hacrosiee BpeMsi FeHHAst HH)KEHEPUS TEXHUYECKN HECOBEPIIIEHHA, TAK KaK OHA HE
B COCTOSIHUH YIIPABJISATH IIPOIIECCOM BCTPANMBAHUS T€HA, IO3TOMY HEBO3MOMKHO

Mpe/ICKa3aTh PE3YIbTAThI.
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CIIACHDBO 3A
BHVUMAHMUE!




