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HopmansHoe ()yHKIIMOHMpPOBAaHHE I'€HETUYECKOro ammapara AETePMUHUPYET HOPMAlIbHOE
cTpoeHue M (YHKUMOHHMpOBaHME Bcero opranu3ma. OTkpeiTHE saBieHHs unHTepdepenuun PHK
CTaJIO MPOPHIBOM B 00JIaCTH OMOJIOTUH M MEAUIMHBL. 3a 3T0 oTKpbITHE B 2006 Andrew Fire u Craig
Mello 6sumM ynoctoensl HoGeneBckoil mpemun 1o (U3MOJIOTHH U MEIAWLKMHE. B JaHHBIA MOMEHT
BEJIETCS aKTUBHAsA pa3paboTKa reHocnenu(puieckux Mpernaparos, AeHCTBHE KOTOPbIX OCHOBAHO Ha
spienun  uHTephepennmmun PHK (RNAi). Vxe ceiiuac RNAi-mpenaparsl Mokaszaiud CBOIO
3¢ GEeKTUBHOCTh B OOpbOE C HACIEACTBEHHBIM TPAaHCTUPETUHOBBIM aMWJIOMI030M. MBI CTOMM Ha
MOpOre OTKPHITHS HOBOH (PapMaKOJIOTHUECKON TPYTIIBI.

10 aBrycra 2018 US Food and Drug Administration yTBepAWMa NEpBbII B Mupe
KIIMHUYECKUI MPOTOKOJI Tepanuu, ocHoBaHHOW Ha mHTepdepenimu PHK (RNAi). Dror meron
MO3BOJISIET <«GarllyIIUTh» crenuduueckue reHbl Oone3Hed. [Ipemapar xommanuu Alnylam
Pharmaceuticals matucupan (patisiran, koMmMepueckoe Ha3zBaHue Onpattro) crocobeH
CYIPECCUpOBaTh I'€H, BBI3bIBAIOIIMN HACIIEACTBEHHBIH TPAHCTUPETHUHOBBIA ammiiono3. Ilpu stom
3aboseBannu aedekTHbIe GOpMBI OelKa TPAaHCTUPETHHA HAKAIUIMBAIOTCS B OpTaHMU3MeE, IPUBOIS K
HapylmeHusM QyHKIHMH cepIedHOCOCYAUCTON U HEPBHOW CHUCTEM.

[Tatucupan Obu1 cuHTe3upoBan emé B 2002 romy, OJHaKO Mepe] YYCHBIMU OCTPO CTOSII
BOIPOC TPAHCIOPTUPOBKHM Ipernapara K opraHamM-muuieHsaM. HeoO6xoaumo ObUIO 3aIlUTHTH €ro OT
Jierpajialiiy B KPOBSIHOM PYCII€, a TAKXkKe NMPEA0TBPAaTUTh PUIBTPALMIO KIIYOOUKaMU IOYEK.

[Tpobnema Obu1a pemieHa nmyTeM «yKyTbhiBaHUs» Mosekynl PHK menpuaiimmmmu kamismu
xupa. B Takux ycioBusx mpemnapar JOCTUTrall IOYEK U IEYEHU B HEM3MEHEHHOM BH/JIE.

Taxkum o0pa3om, 1EeNbIo TaHHOW paboThl CTAJIO BBISBICHHE OCHOBHBIX CTpAaTernii HOKJayHa
T€HOB U U3y4€HHUE BO3MOKHOCTEH JUIsl UX MPAKTUYECKOTO IIPUMEHEHUSI.

B xone aHamm3a OTEYECTBEHHBIX W 3apyOEKHBIX JMTEPATypHBIX HCTOUYHUKOB OBLIO
BBISIBJIEHO, YTO Ha CErOJHSIIHMNA JEHb CYHIECTBYET JIB€ CTpaTerMM HOKJayHa TI€HOB C
ucnonb3oBanueM PHK-unrepdepenuuu: 1) ucnonszoBanue siPHK u 2) ncnons3oBaHue BekTopa,
coJieprKaliero nociuenoBareabHoCcTh MaibIx mnuiedHbix PHK (shPHK).

Manas unrepdepupyromas PHK — sto nByunenoueunas monexyna PHK mmunoit 20-25
HYKJIEOTH/IOB C JIByMsl HECHApE€HHbIMHM HYKJEOTHIaMH Ha 3’-KoHle Kaxaod nenu. Ilomanas B
KJIeTKy, oHa BcTpauBaercsd B komiuiekc RISC (RNA-induced silencing complex), mocie uero
MPOUCXOAUT yAaJleHue U3 KoMiuiekca ogHou u3 neneit siPHK (umemu-cmytHutbl, passenger strand).
OcraBmasica uens (Beaymas, guide strand) cBs3pIBaeTCs MO MPUHIMITY KOMIUIEMEHTAPHOCTH CO
ceoerd PHK-Muiensto, 1, €cim KOMIUIEMEHTAPHOCTh MOJIHAS, MPOUMCXOIUT pa3pe3aHue IEIeBON
PHK, uto nmpusoaut k aerpaganuu MPHK 1 CHM>KEHHIO ypOBHS DKCIIPECCHUU T'€HA.

Mansie mmmneuynsie PHK — 310 kxopotkue monexymnsl PHK, oOpasyromue mmmiednyro
cTpykTypy. CTebenp Tako mMUiIbKKW uMeeT AnuHy 19-22 map Hykieotunos, a metias — 4-11
nykieotunoB. ShPHK siBrisiercst nmpenmectsennukom siPHK B kitetke. [locnenoBatenpHocTh ShPHK
JOCTaBIISITCS B KJIETKH B COCTABE 3KCIPECCHOHHOTO 0AaKTEPHUATbHOTO UM BUPYCHOT'O BEKTOPA.
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