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[eHHasd Tepanus, UCNPaBASAIOLLAA OLLMOKHK
reHeTMYecKoro KoAa yeaoBeKa, noayymna
oduumanbHoe ogobpeHune

MpeacTaBuTENM perynupytoLmnx opraHos EBponenckoi komuccun B 06nacTi 34paBoOXpaHeHuUs Brepsbie
oduuManbHO 0400PUIM UCTIONB30BaHWE FrEeHHOM Tepanuu, C MOMOLLbI KOTOPLIX MeAWUKU CMOTYT UCNPaBnsaTh OLIMOKK
B reHETUYECKOM KoJe YeroBeKa.

KomnaHuei, nonyumsLuei onoBpeHne Ha NpUMEHEeHWe reHHoW Tepanuu, ctana komnaHua uniQure us AMctepaama,
KoTopas paHee Bbina u3BecTHa noa HassaHuem Amsterdam Molecular Therapeutics.

EBponeiickoe npaBUTeNbCTBO 0400pHI0 MeTOAMKY, KoTopan HasbiBaeTcA Glybera v KoTopas npeaHasHauyeHa ans
6opbObI c 3aboneBaHuem aedpuumTa nunonpoTenHnunassl (Lipoprotein Lipase Deficiency, LPLD), peakoro
3aborneBaHu, nepeaatoLierocs no HacneacTsy. MNayueHnTsl, 6onbHble LPLD, He cnocobHbl ycBavBaTh YacTulbl
XUPOB, KOTOPbIE HAXOAATCA B UX KPOBU, UTO NPUBOANUT K BOCNASIEHUIO NMOMKENYAOUYHOM enesbl, NaHKpeaTuTy.

MeToauka Glybera 3axkntouaetca BO BBEAESHWM B OpraH13am nauueHTa 340p0oBOro reHa, OTBETCTBEHHOMO 3a CUHTE3
6enka nunonpoteunHnunasa (Lipoprotein Lipase, LPL), B pe3ynbTate 4ero opraHuam cam HauMHaeT BblpabaTtbiBaTbh
3TOT BENOK B HYXHbIX [1N1A Hero Konudyecteax. CaMbiM MHTEPECHBIM ABMAETCA MeTol BBeAeHus reHa LPL B opraHuam.
CpeacTBoM AOCTaBKM reHa ABAETCA cneluanbHO CNpoeKkTupoBaHHbIv Bupyc tuna AAV (adeno-associated virus,
serotype 1), KOTOpbIA UMEET eCTECTBEHHYIO "TArY" K KIeTKaM MbILLIEYHbIX TKAHEN.

[na eBponeiicknux nauneHToB meToauka Glybera ctaHeT 4ocTynHa yxe Bo BTopou nonosuHe 2013 roaa, a Tem
BpeMeHeM KoMraHusa uniQure cobupaeTca Nony4YnTb paspeLleHns Ha NPUMEHEHUE METOAMKM Y COOTBETCTBYHOLLMX
perynupytowmnx opraHos CLUA, Kanaabl u Apyrux cTpaH.
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