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OTKa3 3a n3gaBaHe Ha pa3pelwleHune 3a ynortpeba 3a
Nezglyal (leriglitazone)
OTKa3bT € NOTBbpPAEH Cea nNpepasrfiexaaHeTo

Cnep kaTo npepasrnega nbpBoHa4YasHOTO CM CTaHOBMLLEe, EBponelickaTa areHUMs No fiekapcTeaTta
NnoTBbLPAM MpernopbKaTa 3a 0TKAas Ha paspellaBaHeTo 3a ynoTpeba Ha fekapcTBeHus npoaykT Nezglyal.
JlekapcTBOTO € NpeaHa3HayeHo 3a JieyeHne Ha uepebpanHa aapeHoneBkoancTpodus.

LlepebpanHaTa agpeHoneskoaucTpodus e opMa Ha HacneacTBeHo 3abonsBaHe, HapevyeHo
aapeHoNneBKoANCTpodUs, NpU KOATO MAaCTHU BELLECTBA, U3BECTHU KaTo ,,MaCcTHU KMCENMHWN C MHOTO
Abnra sepura“, ce HaTpynsaT B TbKaHUTE Ha opraHun3Ma, rnaBHO B MO3bKa, NPbOHAYHMA MO3BK U
Haa6vbpeuHuTe XxNe3n (ABe xJe3n, pa3nonoxeHu Hag 6b6peuunte). Mpu uepebpanHa
aapeHoneBKoANCTpodUS HaTPyNBaHETO Ha Te3M BeLLleCTBa B MO3bKa NMpUYMHSIBA Bb3NaseHne u
pa3pylaBaHe Ha 3awmMTHaTa 06BMBKa (MMENMH), KOATO MMa M3onupaiwia GyHKUuMsa 1 noMara 3a
npoBexaaHa Ha CUrHanuTe OT HEPBHUTE KIIETKU.

AreHuunsiTa nsgaBa OKOHYaTENTHOTO CM CTaHOBULLE Chef npepasrnexaaHe Ha 28 man 2024 r.
[MbpBOHaA4YanHOTO CTaHOBMLWE Ha AreHumaTa e nsgageHo Ha 25 aHyapu 2024 r. ®upmaTta, nogana
3asB/leHMe 3a pa3pellaBaHe 3a ynotpeba Ha Nezglyal, e Minoryx Therapeutics S.L.

KakBo npeacrtaBnsiBa Nezglyal v 3a kakBO e npegHa3HaueH Aa ce u3nonssa?

Nezglyal e paspaboTeH KaTo ekapcTBO, KOETO Aa Ce U3MNO0J3Ba NPU Bb3pacTHM MbXe U Aeua Ha Bb3pacT
2 1 noBeye roMHuN C MO3b4HU Ne3nmn (0bnacTu C aHopManHuU UK yBpeaeHU TbKaHu), 3a 3abaBsiHe Ha
nporpecusTa Ha uepebpanHa agpeHoNneBKoANCTPoduUS. JlekapCTBOTO CbAbpXKa aKTMBHOTO BELLECTBO
nepurnutasoH (leriglitazone) n e Tpabeano ga ce npeanara noA popMaTta Ha CyCrneH3ns, KoaTo ce
npueMa npes ycraTa.

Nezglyal e onpegeneH kaTo ,1ekapcTBo cupak" (flekapcTso, NM3noa3saHo npu peakn 6onectn) Ha 18
HoemBpu 2016 r. 3a neyeHmne Ha agpeHoneskoancTpodma. JonbaHUTeNHa MHGOpMaums 3a
onpeaensHeTo Ha NeKapCTBOTO CMpaK MOXeTe Aa HamepuTe Ha yebcalita Ha AreHuusTa:
ema.europa.eu/medicines/human/orphan-designations/eu3161770.
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https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu-3-16-1770

Kak pencrBa Nezglyal?

AkTuBHOTO BellecTBo B Nezglyal, nepurnutasoH , AeiCTBa, KaTo Ce CBbP3Ba CbC U aKTUBMpPA PeLenTopu
(uenwn), HapeueHn PPAR rama peuenTopu, KOUTO Ce& HaMUPAT B KNIETKUTE, BK/TIOUNTENIHO HEPBHUTE
KneTtku. PPAR rama peuLentopute UrpaaT pons B peryiMpaHeTo Ha dyHKUUATA Ha MUTOXOHApUUTE
(CTpYKTYpwu, NpousBexaalliM eHeprus B KNETKUTE), KaK KIEeTKUTe pearnpaT Ha OKCMAATMBEH CTpec
(yBpexaaHe, NPUUYMHEHO OT TOKCUUYHM CbAbPXKAaLUW KUCIOPOA MOSIEKY/M, U3BECTHWN KaTo CBOBOAHM
paavkanu) n Bb3naneHue. Mopaan ToBa ce o4YakBa NIepUrMTa3OH Aa 3aluMTaBa HEPBHUTE KETKU OT
yBpexaaHe ype3 HamaNsiBaHe Ha Bb3naneHneTo, noaobpsBaHe Ha MYHKUMATA HA MUTOXOHAPUNTE U
3alMTa OT yBpexaaHe oT cBo60AHU paanKanu.

KakBo e npeacraBuna ¢oupmarta B nogKpena Ha CBOEeTO 3asiBJieHue?

dupmMaTa npeacTtaBa pesynTaTv OT 3aBbpLUEHO OCHOBHO NMpoyyBaHe, ob6xBawawo 116 Bb3pacTHU MbXe C
aZpeHoneBkoanCTpodus, KOUTO ca NpuemManu Uan NepurnntasoH, uam nnauebo (cnano neyexwue).

B ToBa 0CHOBHO Mpoy4BaHe 27 % OT nauneHTuTe ca uMann uepebpanHa agpeHoneBkoancTpodms B
Ha4yanoTo Ha npoy4yBaHeTo. OCHOBHaTa MspKa 3a ePeKTUBHOCT 3a aApeHoNeBKkoanCcTpodms B ToBa
npoy4yBaHe e NpoMsiHaTa B Pa3CTOSIHWETO, KOETO nauneHTmuTe € ToBa 3abonssaHe Morat Aa M3MMUHAT 3a
LWeCT MMHYTK cred 96 ceaMuum nedeHume. B npoyyBaHeTo CbLLO Taka ce pa3rnexzaa KoaKo 4ecTo ce
nosiBsaBaT W/Wnu BNOWABAT MO3bYHUTE /1IE3UM C TEeYEeHME Ha BPEMETO M OLEHKaTa Ha TexecTTa no
cKanaTa Ha Loes, npu KosiTo CepMO3HOCTTa Ha ie3nnTe ce n3Mepsa C NoMoLlTa Ha cKaHupaHe ¢ AMP.

dunpmaTa NpenocTaBs CbLIO AaHHM OT TeKyLO npoy4yBaHe npu geua c uepebpanHa
agpeHoneBkoamcTpodusa Ha Bb3pacT OT 2 A0 12 roAnHW, KaKTO M AaHHM OT NaUMEHTU, KOUTO nosy4yasaT
Nezglyal kaTto yact oT nporpama 3a MmaocbpaHa ynortpeba.

KakBu ca OCHOBHMTE NPUYMHMU 3a OTKa3a 3a u3gaBaHe Ha pa3peLueHue 3a
ynotpeba?

Mo BpeMe Ha npepa3rnexaaHeTo KOMUTETLT MO IeKapcTBEHUTE NPOAYKTU 3a XyMaHHa ynoTtpeba
(CHMP) Ha EMA u13BbplIK NOBTOPHA OLEHKA Ha HAaIMYHUTE AAHHM M OLEHM OTroBopuTe Ha dupmaTa no
OTHOLLEHWE Ha onaceHunsaTa, AOBEN A0 MbpBOHAYaNHMA OTKa3, M CbLLO Taka Ce KOHCY/Tupa c rpyna
eKcnepTu No HeBpOOrus.

AreHuMsATa 3aK/10Un, Ye OCHOBHOTO NMpoyyBaHe He e nokasano, Ye Nezglyal e edekTMBEH NpY NauMeHTH
C aApeHONeBKOANCTPOMdUSI, KOETO BKIOYBA NauUMeEHTH ¢ LuepebpanHa aapeHoieBKoaNCTpodUs, Bb3
OCHOBa Ha MepkuTe 3a epeKTUBHOCT B NpoyyBaHeTo. Mopaan orpaHUYeHUTe AaHHWN 3a NauMeHTu ¢
uepebpanHa afpeHoNeBKoOAUCTPOGDUS HE € Bb3MOXHO [a Ce HanpaBu 3aK/ioYeHNe OTHOCHO MOJ3UTE OT
Nezglyal npv Tasu rpyna nauneHT. OCBEH TOBa HE MOXeE Aa Ce YCTaHOBW Bpb3Ka MexAy HayMHa Ha
[AeNCTBME Ha NeKapCTBOTO M KAMHUYHOTO NporpecupaHe Ha aApeHosIeBKOANCTPOdUSTa U HE MOXe Aa ce
yCTaHOBM Bpb3ka Mexay Ao3aTa Nezglyal n oTroBopa Ha nauneHTUTE KbM JIeYEHUETO.

AreHumaTa CbLLO Taka 3aKJuun, Ye He cnejBa Aa ce n3gasa pa3pelieHne noa ycriaoBue, KakTo e
MONUCKaHO OT d)MpMaTa, Tbl KaTo MPUNOXUMUTE U3UCKBAHUSA He ca n3nbjHeHU. Hanpumep,
CbOTHOLWUIEHUNETO I'IOJ'I3a/pVICK HE € MOJIOXXUTENTHO.

lMopaawn ToBa cnep npepasriexiaHeTo onaceHusaTa Ha AreHumnsTa He ca pa3cessHU U MbpBOHAYaNHUAT
OTKa3 € NoTBbpAEH.
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https://www.ema.europa.eu/en/human-regulatory-overview/research-development/compassionate-use
https://www.ema.europa.eu/en/human-regulatory-overview/marketing-authorisation/conditional-marketing-authorisation

To3u oTka3 3acera Jim NnaumeHTUTe, y4acTBallm B KJIMHUYHU USNUTBaAHUA UK
nporpamMm c MuaocbobpaHa uyen?

(DmpmaTa € yBegomumna AFeHLLVIﬂTa, ye HAMa nocneacrteuvd 3a NaunMeHTuTe, BKAKYEHU B KIIMHUYHA
n3nuteBaHus c Nezglyal.

AKO y4yacTBaTe B KJIMHWUYHO U3NUTBaHE UM B NporpamMa C MUIOCbpAHa LUen U ce HyXJaeTe OT noBeye
VIHCbOpMaLI.VIﬂ 3a BalWUETO /1Ie4EHNE, TOBOPETE C Ballkg iekap, npoesexaalw, KIMHUYHOTO U3NUTBAHE.
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