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FeHHasa Tepanusa gocTuraa orpoMHOro N % JleyueHne MOHOreHHbIX 3aboneBaHUN —
noTteHuymana' LS cyHaameHTanbHaga Lenb reHHon Tepanun®

YeTbipe OCHOBHbIX MeToAa FreHHOW Tepanuun? FeHHas Tepanusa NnpegHa3Ha4YeHa ANs BO34encTeus
Ha reHeTU4YeCcKYH NnepBoONpUYKHY, Npeaaras NeKapcTeo

Ansa yny4dyuweHud nporHo3a nayueHTos € MOHOreHHbiIMu
3ameHa reHa (reHo3amecTUTeNbHas Tepanus) 3ab6oneBaHuamMmnu’

3amMeHa hyHKLMN OTCYTCTBYIOLLErO

nnn neeKTHOro reHa 3a cyeT ero
OYHKLMOHAIbHOM Konuu (TpaHcreHa)?*

MpoOomKnUTENbHOCTL
nencTeus

Job6aBneHue reHa

BeefeHve B opraHn3m HOBOIO Min
M3MEHEHHOIro reHa asnsd nevyeHus
3aboneBaHus®*

leHHasa

MNHakTuBauusa reHa Tepanus

MHakTnBauus MyTMpOBaBLLErO FreHa, KOTOPbIN
He PYHKUMOHMPYET J0MKHbIM 06pa3om?>3

® =g

PenaKTVIPOBaHVIe reHa Bbicokas BocctaHoBneHune

TapretHas 3ameHa HyKNeoTUOHOM crneuneu4HoCTL YHKLMK

rnocnegoBaTenibHOCTU? OTCYTCTBYIOLLMX UIN
naTos1IormM4eCKnx reHoB

Opo6peHo >250 KNNMHNYECKUX UCCrefo0BaHUM NO OLeHKe
acpcheKTMBHOCTU 1 6€30MacHOCTU FreHHON TepPanu MOHOrE€HHbIX
3abonesaHun®

FeHHas Tepanusi MOXeT 6bITb pa3paboTaHa

LONSl agpecHoi AOCTaBKM C NOTEHUUanomMm AoArocpo4YHoOn aKTUBHOCTN®




BupycHble BEKTOpPbl MOTyT AOCTaBNATb

TepaneBTnyeckyro [1HK kK TKaHAM-MULLEHAM

ABymMsA cnocob6amwm’®

BupycHble BeKTOpbl o6napaloT
6naronpuaTHbIM npocunem 6e3onacHOCTU
N BbICOKOWU 3hhpeKTUBHOCTbLIO>1417:18

JlocTtaBKa ex-vivo:
MogaundurkaLmsa KneTok

naumeHTa B KynbType BUPYCHbIMU
BEKTOPaMM 1 MNOBTOPHOE
BBeOEHWE naumeHTy'>!"

TepaneBTuyeckuii  CnpoeKTUPOBaHHbIN
TpaHcreH BUpYC

TepaneBTU4eCcKuii
TPpaHcreH,
yNaKoBaHHbIN

B BMPYCHbIVA

v BEKTOP

00! [o6asneHne
&8y s cTeonossle
KneTku
nauveHTa

[eHeTnyeckn
MOANMDULNPOBAHHbIE KNETKN
pasmMHoXaroTCcs

B nabopaTtopuu

v

leHeTM4eckm
MOAVULMPOBaHHbIE KNETKM
NMOBTOPHO BBOAST NaUUEHTy

HocrtaBka in-vivo: Npamas
WMHBbEKLNSI BUPYCHOIO BEKTOPA,
cofepXKaLLero TpaHCreH,
nauueHTy, rae OH 3aTem
TPaHCAyLMPYET TKaHN-MULLIEHN %13

TepaneBTuyeckuii  CnpoeKTUPOBaHHbI
TpaHcreH BUpYC

]

TepaneBTu-

Yeckumn

TPaHCreH,
ynakoBaHHbIN §
B BMPYCHbIV

BEKTOp

MauweHTy BBOAST Npenapat
LUNS reHo3aMecTUTesTbHOM
Tepanuu

MpumeHeHNe BUPYCHbIX BEKTOPOB SIBNSIETCS NPeANnoOYTUTESIbHbIM
3a cyeT NPoAEeMOHCTPUPOBAHHON UMU 3P PEeKTUBHOCTHU

M yCTaHOBJIEHHOW 6e3onacHocTu*” 1415

Beaywwmm TMNOM BeKTOpa AN MCCReAOBaHMUIA
1 pa3paboTok asnsetca AAB%19:20

e BupycHble BEKTOPbI MOTyT 06ecneunBaTh TapreTHyH, ANUTENbHYHO
N CTaBUIbHYIO SKCMPECCUIO FrEHOB

e DaKTOopbl BUPYNEHTHOCTU 1 TOKCUMHYHOCTU BUpyca yaansoT nyTem
3aMeHbl KOOUPYHIOLLIMX FTEHOB SKCMPECCUOHHOW KacceTon' 518
AdhchekTrBHaAg TpaHCAYKLMA M 3kcnpeccusn®?°

PacnpocTpaHsaeT 9K30reHHble reHbl (TPaHCreHbl)
no Bcemy Teny, ob6ecnevnBas BbICOKUIA YPOBEHb
CTaburbHOM aKcnpeccumnd°

() MoarBepXxaeHHas 6e3onacHoCcTb?' 2

Mpodmnb 6e3onacHOCTM 3a Nnepmoa

LLinpokas TPONHOCTL®

@ MuLieHamn 12 nepcneKkTUBHbIX CEPOTUMNOB ABNSETCA
LUIMPOKNI CNEKTP KNETOK U TKaHen*
YHuBepcanbHOCTb

Mo OaHHbIM KIMHUYECKUX UCCneaoBaHni reHHoun

[Nognep>xka MHOro4YMCNEeHHbIX 061acTer NPUMEHEHUS
U Tepanuu ¢ Ucnosb3oBaHneM Bektopa AAB**8

OcHoOBHble orpaHuyeHus npumeHeHns AAB?
» OrpaHnyeHHasi eMKOCTb Y HEBO3MOXHOCTb JOCTaBKM 6oree
KPYMHbIX FrEHOB

 [MocTeneHHoe «pa3baBrieHne» TpaHCreHa B OENALMNXCA KneTKkax

«BekTopbl AAB noka3anu BbICOKYI0 3¢(p(PeKTUBHOCTb 6€3 KaKux-nm6o
cepbe3HbiX ONaceHNn B OTHOLLEHUM 6€30NacHOCTN B KPaTKOCPOYHOM
nepuope; npodusnb pucka v Nosib3bl BeKTopos AAB,
HeCOMHEeHHO, ONTUMUCTUYEH». — George LA, 2020%




AAB — BepyLLMn TUN BEKTOpa AN

PyHKUMOHaNbHasa 3Kcnpeccua 6enka L uccnepoBaHUn U pa3paboToK n Haubonee
MOXXeT 6bITb BOCCTaHOBMeHa% 19 MHOroo6eLlaloLmn BEKTOp ANA NpUMeHeHuUs
NPy HEPBHO-MbILLEYHbIX 3aboneBaHnsAx3 1920

FeHHas Tepanusa Ha ocHoBe AAB BoccTaHaBnuBaeTt
(pyHKLIMOHANIbHYIO 3KCNpeccuto
6esyika C MUHUMaJIbHbIM PUCKOM MY TaL M’ 1419.26

HenpepbiBHas Jrtan 1
nKn nocneaoBaTenbHOCTb MKn
HRONMCTIORa CospaHve
3aperu- 3aperncTpu-

aTan 2 . CTPUPOBAHHbIX POBaHHbIX

4 coaepxatlen npenapaTos npenapara
[Onsa cosgaHns AAB-BekTOopa HenpepbIBHbIN reHHowm reHHoW Tepanuu
BEKTOPHbIN FrEHOM YynakoBbIBaeTCA npomoTop Tepanun'0-1329.%0 Ha ocHoBe

< 27 BEeKTOpa
2 :ggennmumpyrou.mmca Kancug M TPaHCreH AR 5128
dtan 3
BeepneHue 1 noctaBka
AAB-BekTOpa
B KNETKY-MULLEHb’
KJIMHN4YeCKUNX VICCHe,D,OBaHVIIZ
NPUMEHEHUS TEHHOM Tepanum
C ucnosnb3oBaHuem
BekTopa AAB?®
v dran 4
[ocTaBka

BEKTOPHOro reHoma
B A4p0 KNneTkn?’

v dtan 5
dopmuposaHue 6
S SMNCOMbI (KOMIbLIEBOIt OLl,eHI/IBaIO;I' ee 3PPEKTUBHOCTb U GSOI'IaCHOC'I;b npwu neqetmm
CTPYKTYpbI MbILLEYHON AncTpodmu AioLeHHa, CMHanbHOM MbILLEYHOWN
’ - Y/ 11 21,31-33
« HAXOMALLIENCS BHE aTpodun 1 X-cuenneHHon MUOTYBYNsapHOM MruonaTnm
XPOMOCOM)

1 PyHKLUMOHabHas
aKcnpeccus 6enka
Ha OCHOBE BEKTOPHOro AAB — eAVHCTBEHHbIA BEKTOP, OQ06PEHHbIA U NTINLLEEH3UPOBaHHbIN
reHoma?’ AN UCNOJIb30BaHWS NPU HEBPOJIOrMYeCcKUX 3aboneBaHnax?’




C BHegpeHuem AAB ne4yeHue ¢ npuMeHeHMeM
reHHOM Tepanuu cTano peanbHOCTbI0>41419

©
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MeHHasa Tepanusa npegHa3HaveHa ansa BO3[ENCTBUSA
Ha reHeTU4eCKyr nepBonpuYnHy, npepnaras neKkapcreo Ansd
yny4weHus nporHo3a nayneHTos ¢ MOHOreéHHbIMu 3aboneBaHusaMn’

BuipycHble BEKTOPbI MOTYT AOCTaBAATL TepanesTnyeckyto JHK
K TKaHSIM-MULLEHAM ABYMS cnocobamu®

BupycHble BeKTOpbl 061afatoT 61aronpuaTHbIM Npodunem
6e30MacHOCTM U 3PEKTUBHOCTUS 141718

[eHHasa Tepanua Ha ocHoBe AAB BoccTaHaBnnBaeT (PYHKLUMOHASIbHYIO
aKcnpeccuto 6enka ¢ MMHUManbHbIM PUCKOM MyTaLmine 141926

AAB sBnsieTcsl BeQyLLMM TUNOM BEKTOpa AN UCCnefoBaHnn
1 pa3paboToK 1 Hanbonee MHOroo6eLLalLLIMM BEKTOPOM
ONs NPUMEHEHUS NPU HEPBHO-MbILLEYHbIX 3a6oneBaHmsx® 920

AAB — afieHoaccoumMmnpoBaHHbIn BUpYC; MIKIM — MHBEPTUPOBaHHbIE KOHLIEBbIE NOBTOPbI.
*[aHHble BEpHbI MO COCTOSHMIO Ha Aekabpb 2020 r. Ha OCHOBe 0630pa nuTepaTypbl.
**INo cocTosHMIO Ha MapT 2018 .

fPeructpaumoHHoe yaocToBepeHme GbI1o 0TO3BAHO M3-3a OTCYTCTBUS cripoca.®
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