EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

EMA/373006/2025
EMEA/H/C/006525

Waskyra (etuvetidigene autotemcel)
O6bw nperneg Ha Waskyra n ocHoBaHuS 3a pa3peluaBaHe B EC

KakBo npeacrasnasa Waskyra v 3a kakBo ce nsnonssa?

Waskyra e nekapcTBo 3a fle4eHMe Ha Xxopa Ha Bb3pacT 6 Mecela U noBeye CbC cMHAPOM Ha Wiskott-
Aldrich (WAS), konTto umat myTaumsa B reHa WAS. M3non3ea ce 3a fie4eHne Ha naumeHTn, 3a KouTo e
noaxoasilia TpaHcnaHTaumMs Ha XeMONOETUYHM CTBOJIOBU KIETKMN, HO 3a KOMTO HSIMa NoAXOAsL, AOHOP
Ha CTBOJIOBM KJIETKMU.

CuHapoMbT Ha Wiskott-Aldrich ce npuunHsaBa oT aHOManum B reHa, KOUTO npoussexaa nportenHa WAS,
KOWTO Ce HaMMpa B KPbBHUTE KJIETKM U HAKOW KNETKM Ha UMYHHAaTa cucTeMa (ecTeCTBeHUTe 3aluTHU
CUNKM Ha opraHmsma). XopaTta cbC cMHApoM Ha Wiskott-Aldrich necHo ce HapaHsBaT U KbpBAT, Tbil KaTo
uMaT TBbPAE MasKo HOPMasHU TPOM6OLMTU (KOMMOHEHTWN, KOMTO NMoMaraT 3a CbCMPBAHETO Ha KPbBTa);
MMaT CbLLO YecTn MHdEeKUUM, Tb KaTo MMaAT TBbpPAE Masiko HOPMaaHU MMYHHW KIETKU, koeTo 61 Morno
Aa posepe a0 cencuc (korato 6akTepumTe U TOKCUHUTE UM LMPKYNMpaT B KPbBTa M 3ano4ysar 4a
yBpexzaaTt opraHute). OCBeH TOBa MMa MO-BMCOK PUCK OT Pa3BUTUE HA HAKOW BMAOBE pak, Hanpumep
nnmdom.

CuHapombT Ha Wiskott-Aldrich ce cunta 3a psako 3abonasaHe n Waskyra e onpeaeneH Karto
~JleKkapcTBo cmpak" (1ekapcTBo, M3MNo0s3BaHO Npu peakn 3abonsiBaHus) Ha 6 toHu 2012 r.
JonbnHuTenHa nHdopMauma 3a nekapcreata cMpauM MOXeTe Aa HaMepuTe Ha yebcarta Ha EMA.

Waskyra cbabpka akTUBHOTO BELLECTBO eTyBeTuanreH asrotemuen (etuvetidigene autotemcel), koeto
Ce CbCTOM OT reHeTUYHO MoaMdULMpPaHN CTBOMIOBM KETKM, B3e€TU OT cobCcTBEHaTa KpPbB Ha nauuneHTa.

Kak ce nanonsea Waskyra?

Waskyra Ce OTnycCKa no NieKapCcko npeanncaHune un Tp9|6Ba Aa ce npunara B CepTVId)MLI,MpaH LEHTHLP 3a
nevyeHune OoT neKkap C onuT B NpuUaraHETO Ha TOBa /1IEKApPCTBO U C ONUT B TpaHCN/1aHTauuATa Ha
CTBOJZIOBU KNETKMU.

Waskyra ce npurotea nHAMBMAYaHO 3a BCEKU MALMEHT OT U3BMEYEHN OT CO6CTBEHaTa KPbB CTBOJIOBU
KJIETKM 1 e NpefHa3HayeH caMo 3a nauueHTa, 3a KOMTO e NpuroTeeH. lNpunara ce e4HOKPaTHO upes
nHdy3na (BnmBaHe) BbB BeHa. MNpean aa 6bae npunoxeH Waskyra, naumMeHTsT we 6bae noanoxeH Ha
KOHAVUMOHMPaLO (NOArOTBUTENHO) NIeYEeHMEe 3@ M3YUCTBAHE Ha KOCTHUS MO3bK OT KJIE€TKMU.
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3a noseye MHPoOpMaLmsa OTHOCHO ynoTpebaTta Ha Waskyra BuxTe nucTtoBkaTa uamM ce CBbpXeTe C Balins
nekap nnu papmauesT.

Kak pencrBa Waskyra?

Waskyra ce npousBexaa oT CTBOJSIOBU KeTKn (HapeveHn CD34* kneTkn), KOUTO Ce B3eMaT OT KpbBTa
Ha NauuneHTa. KneTtkuTte ca reHeTU4YHO MoamduumpaHn B nabopatopusiTa, Taka ye ga morar ga
npomnseexaaTt dyHkumoHaneH WAS npotenH. Korato 6baaT TpaHCnaHTUpaHn o6paTHO Ha NaumeHTa,
MoANMDUUNPAHUTE KITETKU MUIPMpPaT KbM KOCTHUS MO3bK, KbAETO 3anoysaT Aa Npom3BexaaT 34paBa
KPbB M UMYHHM KNETKW, KOUTO npomnsBexaaT pyHkUuMoHaneH WAS npoTenH, KaTo Mo TO3M Ha4yuH
cnomarar 3a obnek4yaBaHe Ha CMMNTOMUTE Ha 3abonsiBaHeTO.

KakBu nonsu ot Waskyra ca yctaHOBeHM B NpoyuBaHuaATa?

Mon3nte oT Waskyra ca nokasaHu B Nporpama 3a KJIMHMYHO pa3paboTeBaHe, BKAOYBaLA 060 27
naumMeHTn cbc cmHapoM Ha Wiskott-Aldrich. Te BkntouBaT 10 aeua Ha Bb3pacT Mexay 1 u 9 roanHn B
OCHOBHOTO Npoy4yBaHe 1 17 nauyMeHT Ha Bb3pacT Mexay 1 n 35 roavHu oT ApYyro KAWHUYHO nMpoyyBaHe
M nporpamMa 3a paswupeH A4oCTbn (KoraTto Ha Xopa CbC CepUO3HO 3abonsBaHe, 3a KOETO HAMa
pa3peLleHo sievyeHne, ce npuiara N3NMTBaHO NeKapCTBO U3BbH KJMHUYHO Mpoy4dBaHe).

KaTo usno AaHHUTe nokaseaT, ye Waskyra e edeKTMBEH 3a HaMasisiBaHe Ha NMosiBaTa Ha TEXKM
MHMEKUNN 1 eNN304M Ha KbPBEHE.

CpenHuaT 6poii Ha TexkuTe nHdbekumMn rognwHo Hamanaea ot 2,0 cbbutms npes 12-te meceua npeau
nedvenueTto a0 0,12 cbbutma npes 2—3 roanHn cnep nedenmeto ¢ Waskyra. No nogobeH HaunH
CpeaHusaT 6pon Ha eNn3oAnTe Ha YMEpeHO M TeXKO KbpBeHe roguwHo HaMansaea ot 2,0 cebutua npes
12-Te meceua npeaun neyeHmeto fo 0,16 cbbuTna nNpes 2—3 roamHu cnesn nedveHmneto ¢ Waskyra.

KakBu ca puckoBete, cBbp3aHu ¢ Waskyra?

3a NbJHUA CMUCBK Ha HeXenaHuTe peakunn n orpaHn4eHunAaTa npu Waskyra BUXXTE JIMCTOBKATAa.

Hai-uecTnte HexenaHu peakuuu, cboblieHn Npu xopa, iekyBaHu ¢ Waskyra, ce Ab/kaT Ha
npoueaypuTe v NpeaBapuTesHATE ledeHnsl, HeobXxoaMMKU 3a NpUeMaHe Ha JIeKapCcTBOTO, KaTo HanpuMep
KOHAMLMOHMPALLA CXEMA, U Ha YC/IOBUATA B LEHTbpa Ha npuioxeHune (MHMeKLnn, cBbp3aHn C
YCTPOWCTBOTO 3a MHMY3MS, KbpPBEHE Ha MSACTOTO Ha KaTeTbpa).

Waskyra He TpsibBa Aa ce npunara Ha Xopa, KOUTO npean ToBa ca 6unn NoasoXeHN Ha
TpaHCNNaHTauus Ha XeMONoeTUYHN CTBONIOBM K/IE€TKM OT AOHOP M BCE Olle MMaT JOHOPCKU KNETKU B
KpbBTa CU, UKW Ha Xopa, KOUTO Npeau ToBa ca bman NoAN0XKEHN Ha reHHa Tepanus C XeMOMNoeTUYHM
CTBOJIOBW KNETKW (NleyeHne, npu KoeTo CTBOIOBUTE K/IETKM Ha NauMeHTa ce B3eMaT U FreHeTUYHO
mMoamduumnpaT v cred ToBa Ce BpblUAT Ha nauMeHTa).

3auwo Waskyra e paspelweH 3a ynorpeba B EC?

XopaTta cbc cuHApoM Ha Wiskott-Aldrich, npy KoUTo TpaHcMaHTaUMATa Ha XEMOMOETUYHM CTBOJIOBU
K/IETKN € NoAXoAdAlla, HO KOMTO HAMAT CbBMECTUM AOHOP Ha CTBOJIOBU KNETKM, MMAaT HaManeHa
OYaKBaHa NPOAB/IKUTENHOCT Ha XMBOTa. KbM MOMeHTa Ha pa3spellaBaHeTo Ha Waskyra e nmano Hyxaa
oT epeKTUBHU NleYeHns 3a Te3n NaLuUeHTu.

Jleyenwunero ¢ Waskyra BOAN A0 3HAUUTE/THO HaMangdBaHe Ha TeXKUTe VIH(beKLI,I/II/I n enn3oaunTe Ha
YMEpeHOo [0 TEXKO KbpBEHE, KOWUTO Ce NoAAbPXKaT Ab/ro BpeMe. besonacHocTTa Ha S1IeKkapcTBOTO ce
cyMTa 3a NPUEM/IMBA CbC CbOTBETHUTE MpeanasHu Mepku 1 Mepku 3a HabnoaeHne, onMcaHmn B
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nMHdopMaumaTa 3a NpoayKTa. Bbnpeku ye TakuBa criydyaun He ca HabnaaBaHu gocera, 6U Morbn Aa
CblLECTBYBa TEOPETMUYEH PUCK OT paK, NPeaM3BUKAH OT HenpeaBUMAEHWN NMPOMEHU B FreHETUYHUS
MaTepuan. BbBeaeHu ca Mepku 3a HabnoaeHMe Ha TakuBa CbEUTUS Ype3 15-roAnWHO AbIFOCPOYHO
npoy4yBaHe 3a No-406po xapakTepusnpaHe Ha 6e3onacHocTTa Ha Waskyra.

Mopaan ToBa EBponeickaTa areHumMs no fnekapcreaTa pewu, Ye nonsumTe ot ynotpebaTta Ha Waskyra ca
Nno-rofieMmn oT PUCKOBETE M TO3M MPOAYKT MOXe Aa 6bAe paspelleH 3a ynotpeba B EC.

KakBu Mepku ce npeanpueMart, 3a la ce rapaHTupa 6e3sonacHarta m
ecdexkTnBHa ynoTtpeba Ha Waskyra?

®dupmaTa, koaTo npegnara Waskyra, we nposeae n npefoctaBu pesyntatute OT NpoyyBaHe 3a
OOMbAHUTENIHA OLEHKA Ha AbArocpoyHaTa 6e30nacHOCT M epeKTUBHOCT Ha NiekapcTBoTo. dupmara e
npenocTaBm Cblo 0byunTenHn matepmanm 3a MeguunHCKMUTE CrneumanmcTm, KOMTo ce odakea Aa
M3MNoN3BaT N1eKapCcTBOTO, C nHdopMaLums 3a HerosaTa 6€30MacHOCT, BKIKUYUTENHO NOTEHUMANHUS PUCK
OT paK M 3HayeHMeTo Ha HabnaeHNEeTo N Ab/IFOCPOYHOTO NpocneasaBaHe Ha XopaTa, JIeKyBaHu C
Waskyra. MaumeHTnTe 1 nuuata, nonarawm rpmxm, Wwe nojay4yaT Cblo Taka obpasoBaTtenHn Mmatepuanm
C MHdOpMaLKsa 3a ToBa Kora fa ce CBbpXaT CbC CBOS Jiekap B C/ly4yal Ha onaceHus nnu npeanonaraemMm
HeXenaHu peakuMn, Kak Aa cbobliaBaT 3a HeXxeslaHW peakumm U 3Ha4YeHMETO Ha pefoBHOTO U
ObIrOCPOYHO HabnwaeHme.

MpenopbKKTe U NpeanasHUTE MepkK 3a 6esonacHaTta u edekTUBHa ynoTpeba Ha Waskyra, KouTo
cnefBa Aa ce crnasBaT OT MeAULMHCKUTE CreumannucT U naunmeHTuTe, ca BKKOYEHWN CbLLO B KpaTkaTa
XapaKTepucTMKa Ha NpoayKTa U B IMCTOBKATA.

KaKTo npu BCMUYKKN NleKapcTBa, laHHWUTE BbB Bpb3ka C ynoTtpe6aTta Ha Waskyra HenpekbcHaTo ce
npocneasasat. CbobLLEHUTE HEXENAHUM peakLuuun, cBbp3aHn ¢ ynotpebaTta Ha Waskyra, BHUMATENHO ce
OLUEHSIBaT M ce npeanpueMaT BCUUKM HEO6X0AMMIN MEPKM 3a 3aluMTa Ha NaumMeHTuTe.

OdonbnHutenHa nHcdopmayma 3a Waskyra:

OonbnHutenHa nHdopmauusa 3a Waskyra moxeTte Aa HaMmepuTe Ha yebcaiiTa Ha AreHuusTa:
ema.europa.eu/medicines/human/EPAR/waskyra.
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