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MyKoBUcUMAO3abIH FreHTepanMAChl: 1in
VIVO apKblJibl FEH €Hri3y

Ocpbl reHHIH QYHKITUSICHIHBIH
Oy3bLIbICBIHAH O0J1azibl cystic
fibrosis transmembrane
conductance (CFTR)

Kaavimmuvioa kaemkanwlx
MeMOpaHa apKbLIblL XA0P
UOHBIHbIE MPAHCNIOPMbL JHCypeoi

o o Ezep scacywa xA0p uoHOAPHIH
wslzapa aamaca cyosbl kenmen

HCYyMaovl,OHbLH
KOHUEeHMPAUUACbIH MoMeHoemy Cystic fibrosis is a
yuuin hereditary disorder

characterized by lung
congestion and infection

and malabsorption of
nutrients by the pancreas

e o By s1cadbleKak WbPpbLIUMmMuvly
Konmen }CUHAAYbIHA Aabin
Kenedi oaap opoHxma,yiKsvl
0e3iHOde, yuuexkmepoe kenmen
my3iaeoti.



MyKoBMCUMA034bIH reHTepanuAChl: 1n
VIVO apKblJibl FEH €Hri3y
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AmaBpo3 Jlebepa: reHoTepanusa ex vivo

« «Topawvt kabvikuwaza RPE65
Kaabinmusl 2eH1 6ap
aJIeHOACCOLIUUPOBAHHBIN BUPYC

eHri3lIe/nl. 23 roja, 2007 T.
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Lens Optic nerve Photoreceptor cells
SOURCE: Moorfields Eye Hospital



Pax: renorepanus in vivo «CaMoyOuiicTBa) KaCyIAJAP/AbIH KOIObLIYbI

Nature Reviews | Cancer




PaK: reHoTepanua in Vivo

«Gendicine» u «Oncorine» npenaparbl Ha 0CHOBE a/ICHOBUPYCA,
coleprKallero reu p-33 (pezynamop Knemouno2o yukia, Cynpeccop

onyxo.eit)
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JiunonpoTenHAnna3aHbIH
ETKINIKCI3AIrHIH reHoTepanMAchl

e 2013 5KbLIbI OHBI CATHIN AJYFAa MYMKIHIIK TyAbL.JOPI KyHbI 1,6 MUIH 10/1apABI KYPal/bl,sKoHE
MeJIMIUHA TAPUXBIHAA PEKOPA OPHATKAH

¢ «Glybera» npenaparbl agaM oprasHusMiHjie ’KaKChl CBIHAKTAH OTill, EBponaJibIk KoMucCHSIMEH
Ka0bLIIaHAbI. EBponaabIK 0ipJecTIKTIH 27 ejliHae caTyFa JUIEH3UsChI 0ap

Alipogene Tiparvovec (Glybera®)

Gene Therapy for LPLD
J U\ 3 ; : ._-/ s —~,.. o
= :‘; — +> l‘=‘Chylomicron
I\ a5/ LPL |Y '
\\ \ 4 b O / A \
N\ | etad R >
= \ .c‘;g./ 8\ e
‘ {3 ey
\\ L {*] < SeRae

- 1) (i FFA

(\'"g, I‘;‘c‘.)
@
Single administration u n I u l e
into leg muscle




* BoJjiamak ypIakTel TYKbIM KyaJIalTBIH TYDJIl aybIp 3apAaNTapAaH CAKTaHbIPY
YILIiH aZiaM TeHeTUKAChl MEH MeIUIIMHA/IbIK TeHEeTUKA/lA XKYPri3lIreH 3epTTeyep
KOJIIaHbLIa/IbL. J/lyHHeTe aypy YPIIaKThl KEJITIpMEY YIIIH aTa-aHaHbIH €KeyIHIH /e
JeHziepi cay 60y kepek. Kenje epiri-3aiibINThLIApAbIH eKEYiHiH Jie IeH/Iep] cay
OoJIFaHBIMEH, OJIAPABIH TET1HJIE TYKbIM KyaJalThIH aypy 00JIca 0J1 KeJlecl ypIiakka
bepineni. Mmcaﬂm PKITITTIH HIenteci snutencus (KOSHIIBIK) aypybIMeH aybIpca, aJl
oKeci cay 6osica, 0J1 JKIriT snuencuk 6osmar/bl. Ce6edl OHbIH SKECIHEH ajFaH
JIOMUHAHTTHI T€HI SIUJIETICUAHBI AaHBIKTAUTBIH MIEIIECIHEH aJIFaH PELECCUBTI FeH/I]
»KEHIIT IbIFazabl. Erep 1o/ ochIHAAM MKaFAaliAarbl Kbl3 XKOFaphlla KeJITIpLITreH
KITITKE TYPMBICKA IIBIKCA, 637epi aypy OoaMaraHbIMEH, oJ1apAaH aypy Oanaiap

JlyHHETe KeJTyl MYMKIH. Cebebi oJlapjia SIUJIENICUSHbBIH T'eHi 0ap.

» JKanmel aypy HeMece KeMIC yPIIaKThIH lyHUETe KeJlyl 0TOachl MEH aTa-aHa ylliH
y/IKeH kaurbl-kaciper. COH/IbIKTaH OTOAChIH KYPAThIH, 9CIPECE, TETIHE TYKbIM
KyaJIaUTBhIH KEMICTIKTEp 6ap azamap MeIMIUHAIBIK-TEHETUKAIIBIK KEHEC aIFAHbI
*KoH. MyHIal kenec 6epeTiH opTaiabIkTap ka3ip KazakcTaHHBIH KoIITereH
KaJaJapbIH/a 0ap.

« Kopmaran opTaHbIH Ta3aJbIFbIH CaKTayFa, dCipece, Cy/IbIH, ayaHbIH KoHE a3blK-
TYJIIKTIH MyTareHaiK XoHe KaHLePOreH K ocepsiepi bap 3aTTapMeH JlacTaHOaybIHa
COHFBI Ke3/1epi Kell KeHis Oestinyse. COHBIMEH KaTap, Aopi-IAopMeKTep MeH
TYPMBICTBIK XUMHUAJIBIK IIPENapaTTap/ibIH JKoHe “TYPJII KOCMETHKAJIbIK 3aTTaP/IbIH

“TEeHETUKAJIBIK 3aJIaJICBI3/IBIFBI MYKHST TEKCepiiesi. CaibIll KeJreH e, MYHbIH
GapJIbIFbl alaM/la TYKBIM KyaJIauThIH KEMICTIKTEPIH MeJIIIEPIH a3auTy
MAaKCaTbhIH/IA YKacaJiafbl.



