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OTKa3 Ha pa3pelleHune 3a ynotpeba 3a Gamifant
(emapalumab)
[Mpepa3rnexaaHeTo NoTBbpXKAaBa OTKasa

Cnep kaTo npepasriena NbpBOHa4YanHOTO Cu CTaHoBULLEe, EBponenckaTa areHuus no nekapcreaTa
NOTBBbPAM NMpenopbkaTta Cu 3@ OTKa3 Ha pa3spelleHneTo 3a ynotpeba Ha nekapCTBEeHUS NMpoAyKT
Gamifant. JlekapcTBOTO e nNpegHa3HayeHo 3a JledeHne Ha NbpBUYHaA xemodarounTtHa
nuMmpoxunctnouymtosa (HLH) npu geua Ha Bb3pacT noa 18 roamHu.

Ha 12 HoeMBpu 2020 r. AreHuusTa nsgage CTaHOBULLE BCeACTBME HA npepasrnexaaHe cneg
MbpBOHAYaNHOTO CU CTaHOBULWLE OT 23 onm 2020 r. dupmMaTta, nojana 3asB/ieHMe 3a paspelleHune 3a
Gamifant, e Swedish Orphan Biovitrum AB (publ).

KakBo npeacrasnaBa Gamifant n 3a kakBO e npeaHa3Ha4yeH Aa ce
n3nosnssa?

Gamifant e pa3paboTeH KaTo NeKapCcTBO 3a Jle4YeHMe Ha Aeua Ha Bb3pacT nod 18 roanHu ¢
pedpakTepHa unm peumansupawla HLH (korato 3abonsiBaHETO He Ce NOoBMMSBA OT JIeYEeHNEeTo Uiun ce e
Bb306HOBM/0) UM C HEMOHOCUMOCT KbM KOHBEHLUWOHanHa tepanus 3a HLH (obukHoBeHO KoMbuHauus
OT NleKapcTBaTa AeKcaMeTa3oH W eTonosua).

MbpBryHaTa HLH e reHeTuuyHO 3abonsBaHe, xapakTepm3mpallo ce CbC CBPbXaKTUBHA UMYHHa CUCTEMA
(ecTtecTBeHaTa 3aWmnTa Ha OpraHM3Ma), Npu KOSTO OpPraHN3MbT NpousBexaa TBbpAe MHOro Makpodarm u
nmMdoumTn (KNEeTKM Ha UMYHHaTa CMCTEMa), KOMTO Ce HAaTpynBaT B TbKaHMUTE M OpraHuTe Ha
opraHmsMma, BK/IOUUTENTHO B YepHus Apob, Aanaka, KOCTHMSA MO3bK, MO3bKa M KoxaTa. HLH Moxe aa
Bb3HUKHE U cnea MHpekumns unn B KombmHaumsa ¢ pak (T.Hap. BTopuyHa HLH). O6nkHOBEHO
Makpodarute n nuMdbounTuTe TpsibBa Aa yHULWOXAT MHPEKTUPAHUN N YBPEAEHWN KJIETKNU Ha OpraHnsMa,
HO Npu HLH nMyHHaTa cucTteMa yBpexaa 34paBu KNETKU Ha naumeHTa.

CumnToMuTe Ha 3abonsBaHeTO MoraT Aa BK/OYBAT MOBMLLEHA TEMMepaTypa, YBENUYEeH YepeH A4pob u
[anak, KoXHu obpuBK, xbnteHmua (NOXbATABAHE Ha KOXaTa M o4YnTe) N NaHUUTONEHMUS (MOHMXeEH o6
6poli KpbBHU KIETKN) M YECTO Ce NosABsBaT Ha Bb3pacT mexay 1 n 6 meceua.

HLH mMoxe aa 6bAe M3nekyBaHa ypes TpaHCMIaHTaLUusl Ha XeMONOETUUHUN CTBOMOBU KneTku (HSCT) —
npoueaypa, npu KOATO KOCTHUAT MO3bK Ha MauUueHTa ce 3aMecTBa CbC CTBOJIOBM KJ/IETKW OT AOHOP C LEen
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o6pa3yBaHe Ha HOB KOCTEH MO3bK, KONTO npounseexaa 34apaBu KJIETKU, HO NAUUEHTUTE CE HYXAaAT
MbpBO OT MHTEH3UBHO J1e4YeHNe, 3a Aa 6bae yCcnewHa TpaHCn/laHTauunaTa.

Gamifant cbabp>Xa akTUBHOTO BellecTBO emananymab (emapalumab) un Tpsibea aa ce npunara upes
UHdy3nsa (B1MBaHe) BbB BeHa.

Gamifant e onpeaeneH KaTo ,IEKApCTBO cnpak" (1ekapCcTBO, KOETO Ce MU3MoJ3Ba Npu peaku bonectn)
Ha 9 toHM 2010 r. 3a neyeHne Ha HLH. JonbaHuTenHa nHdopmaums 3a onpeaenssHeTo Ha 1eKapCcTBOTO
Cupak MoxeTe Aa HaMmepuTe Ha yebcanTta Ha AreHumsTa:
www.ema.europa.eu/medicines/human/orphan-designations/eu310749.

Gamifant nonyyasa npaso Ha PRIME! Ha 26 man 2016 r. 3a ne4dyeHue Ha pHLH.

Kak pe#crBa Gamifant?

AKTMBHOTO BellecTBo B Gamifant, eMananymMab, € MOHOK/IOHANIHO aHTUTSANO0 (BUA NPOTENH), KOETO €
npeaHasHayeHo Ja pasno3HaBa M [a Ce CBbP3Ba C BELECTBO, HapeyeHo MHTepdepoH raMa. MNaumeHTute
¢ HLH nMaT BMCOKM HMBA Ha MHTepdEpPOH rama, 3a KOWTO Ce CcYMTa, Ye € OTFOBOPEH 33 NPeKOMEpPHUS
Bb3ManuTesieH oTroBop, NpuYMHaBaLl 3abonsisaHeTo. OYakBa ce, Ye KaTo Ce CBbpP3Ba C MHTepdhEpPOH
ramMa, emananymab we 610Knupa AeNCTBMETO MY K MO TO3M HAUMH Lie noaobpu cuMnToMUTE Ha HLH.

KakBo e npeacrasuna compmarta B noaKkpena Ha CBOeTO 3asBJsieHue?

dupmaTa e npeacTaBuia pesynTaTtuTe oT €4HO OCHOBHO Mpoy4BaHe, 06xBallawo 34 naumeHTu c pHLH,
27 OT KOMTO ca MpeEMUHaNN nNpeaxoaHo nedeHne. OCHOBHATa MApKa 3a eeKTUBHOCT e 6poaT Ha
nauueHTUTe, KOUTO MMAT YaCTUYHO WU MbJIHO NMOBAWUSIBaHE UK NofobpeHne Ha HLH Bb3 OCHOBa Ha
noao6peHMETO Ha CUMNTOMUTE U Pe3yNTaTUTE OT labopaTopHUTE uU3cneaBaHUs cneg 4 Ao 8 ceaAMMUM Ha
neyeHue.

KakBu ca 0OCHOBHMUTE NPUUYMHM 32 OTKa3a Ha pa3pelleHneTo 3a ynorpeba?

Mpe3 tonu 2020 r. AreHuusaTa n3passasa OrnaceHus, Ye BbNPeKN Ye HAKOJIKO NaLuMeHTn ce NoBanasaTt oT
neyeHueTto ¢ Gamifant n npoabxasaT Nnpuema Ha HSCT, pe3synTtaTuTe OT NPOYYBAHETO HE Ce CYMUTAT 3a
[OCTaTb4YHU, 3a Aa ce 3aKk/oun, Yye Gamifant e edekTMBEH 3a ieyeHme Ha pHLH.

MpoyuBaHeTo o6xBalla caMo Manbk 6poi NauMeHTU, KOUTO CbLIO Ca noay4vyasanu ApPYrn fneKapcTea 3a
NeyeHue Ha pHLH. B gonbfiHeHne, cCMMNTOMUTE BapupaTt BbB BPEMETO, NMOpaau KOETO He € Bb3MOXHO Aa
Ce 3aKJ/o4n, Ye OTroBOpbT, HabnaaBaH Npy HAKOM NALMEHTU, Ce Ab/IKM Ha edekTa Ha Gamifant.
OcBeH ToBa edeKTbT Ha eMananyMmab He Moxe Aa 6bAe AoKasaH B AOCTaTbyYHa CTEMNEH OT HalnyHUTe
AaHHM OTHOCHO AEeWCTBMETO Ha JIeKapCTBOTO M ponsTa Ha MHTepdepoH rama, Nnpu ToBa Kak ce pa3BuBa,
pHLH He e Hanb/NHO U3ACHEHa.

[n3aliHbT Ha NPOYUYBAHETO CblLO 3aTPYAHSIBA CbOMPAHETO Ha AAHHW 33 HEXENaHUTe peakuuun rnpu
Gamifant, KoeTo e Heo6x0AMMO, 3a Aa ce onpeaeny NpodunbT Ha 6€30MacHOCT Ha fliekapcTBoTo. OCBeH
TOBa C/nef NpoBepKa Ha HauuHa, No KOWTO ca CbbpaHn U aHanuMsnpaHu AaHHUTE OT MPOoyYBaAHETO,
HafeXAHOCTTa UM He MoXe Aa 6bAe NoTBbpAEeHa.

1 PRIME e cxeMa Ha EMA 3a nogobpsBaHe Ha noakpenarta no BpeMe Ha pa3paboTBaHeTO Ha NiekapcTBa, HACOYEHUN KbM
Heya0BNEeTBOPEHU MeANLMHCKM HYXAau. MNoBeyve nHdopMaums MoxeTe Aa HaMmepuTe TyK:
https://www.ema.europa.eu/en/human-regulatory/research-development/prime-priority-medicines
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Mopaaw ToBa, KbM MOMEHTa Ha MbpBOHAYaNIHUA OTKa3, CTAHOBULLETO Ha AreHumsaTa €, Ue He MoXe Aa
3aKum, ye nonsmte oT Gamifant HagBuMWaBaT pUCKOBETE Npu eyeHne Ha pHLH. Mopaan ToBa
AreHumaTa npenopbyBa OTKa3 Ha pas3pelleHneTo 3a ynoTtpeba.

Mo nckaHe Ha dupmMaTa AreHuusaTa npepasrnefa NbpBOHAYasHOTO Cu cTaHoBuLe. Mo BpeMe Ha
npepasrnexzaaHeTo AreHuusaTa pa3srinega HaJu4yHUTE AaHHU U B3e AOMb/IHUTETHN KOHCYNTauMn oT rpyna
ekcnepTtn B obnacrra.

Mpe3 HoemMBpwW 2020 r. cnes npepasrnexaaHeTo, onaceHMeTo BbB Bpb3Ka € nNpoduna Ha 6e3onacHocT
Ha Gamifant e yaoBNeTBOPEHO 3340BOINTENIHO, HO APYrMTe onaceHus octasaT. MNopaaun ToBa
CTQHOBMLUETO Ha AreHumsTa e, 4ye nonsute ot Gamifant He HaaBWLWAaBAT PUCKOBETE, U AreHuMsTa
npenopbyBa Aa 6bae oTkazaHo pa3peweHune 3a ynoTtpeba.

OTKa3bT 3acsra Jiv naumeHTuTe, yyactsalim B KJIMHUYHU U3NUMTBaHuNA?

OupmaTa e yBegoMmnia AreHumaTa, Ye HsaMa NocneacTBUS 3@ NaunmeHTUTe, BKIAKYEHU B KIUHUYHU
n3nuTeaHma ¢ Gamifant.

AKO y4yacTBaTe B KJIMHUYHO U3NUTBAHE U Ce HyXJaeTe OT rnosevye I/IH(bOpMaLl,VIFI 3a BalWleTo e4veHune,
roBopeTe C Balunsa nekap.

OTka3 Ha pa3pelueHue 3a ynotpeba 3a Gamifant (emapalumab)
EMA/659723/2020 CrtpaHuua 3/3



	Какво представлява Gamifant и за какво е предназначен да се използва?
	Как действа Gamifant?
	Какво е представила фирмата в подкрепа на своето заявление?
	Какви са основните причини за отказа на разрешението за употреба?
	Отказът засяга ли пациентите, участващи в клинични изпитвания?

