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Qalsody (tofersen)

O6uw, npernea Ha Qalsody n ocHoBaHusa 3a pa3pewaBaHe B EC

KakBo npeacrasnsasa Qalsody u 3a kakBo ce nsnonssa?

Qalsody e nekapcTBO 3a sie4eHUe Ha Bb3pPacTHU C BUA amnoTpodunyHa natepanHa ckneposa (AJ1C),
nNnpuYMHeHa oT MyTaums (AedekT) B reHa, KOMWTO NMpomu3Bexaa eH3nM, HapedeH cynepokcug amcmyTtasa 1
(SOD1). ANC e nporpecuBHO 3abonsBaHe Ha HepBHaTa CUCTEMA, NPU KOETO HEPBHUTE KIETKN B
rnaBHUSA U rPbOHAUYHMSA MO3bK, KOMTO KOHTPOJMPAT Cb3HATE/THOTO ABMXEHME, NOCTEMNEHHO Ce yBpexXaarT,
KOeTo BOAM A0 3aryba Ha MycKy/sHa QyHKUMS 1 napanusa.

AJ1C ce cunTa 3a psako 3abonssaHe u Qalsody e onpeaeneH KaTto ,JiekapcTBO cMpak” (J1ekapcTBo,
M3non3BaHo npu peaku 3abonsasaHma) Ha 29 aeryct 2016 r. Mpu okono 2 % oT nauneHTute ¢ AJIC
3a60/19BaHETO € NPUUYMHEHO OT MyTaumsl B reHa SOD1. [JombnHUTeNnHa nHdopMaums 3a nekapcraaTa
cupaum MoxeTe aa HamepuTe Ha yebcarita Ha EMA.

Qalsody cbabprka akTMBHOTO BellecTBoO TodepceH (tofersen).

Kak ce nanonssa Qalsody?

Qalsody ce oTnycka no nekapcko npeanucaHue. JleueHueTto Tpsbea Aa 6bae 3ano4YyHATO OT Jsiekap C
onuT B neveHneTo Ha AJIC.

Qalsody ce BbBexaa B rppbbHa4YHOMO3bYHATA TEYHOCT (TEYHOCT, KOSATO obrpaxaa rpbbHauyHus cTbnb um
MO3bKa) Ypes MHXEKLUMS Mexay rpbOHa4yHUTe KOCTU B AOSIHATa 4YacT Ha Mbpba (MHTpaTeKkanHa
MHXeKUMs).

JNleyeHuneTo 3anoyBa C 3 403U, NpuaraHu Npes MHTepsasn oT 2 ceaMuum, rnocrienBaHu oT eAHa A03a Ha
BCekn 4 ceaMmnum. JlekapaT peLoBHO npepasrnexia HeobxoanmocTTa oT npoab/iKaBaHe Ha e4YEHUETO C
Qalsody Bb3 OCHOBa Ha CUMNTOMUTE Ha NAaUMEHTUTE U MOBINSABAHETO OT JIeYeHMeTO.

3a noseye nHbopMaumsa oTHOCHO ynoTpebaTta Ha Qalsody BMXTe NMCTOBKaTa MM Ce CBbpPXETe C Balus

nekap wnu dapMauesT.

Kak pencrsa Qalsody?

Mpn HAKoM NaumeHTn ¢ AJIC TIXHOTO CbCTOSIHME Ce NMPUYNHSBA OT MyTauusa B reHa, KOMTO Npou3Bexaa
npotemHa SOD1. MNMopaan Ta3sn MyTaumnsa yepeaeHuaT npotemH SOD1 npu Te3m naumeHT e TOKCHMYeH 3a
HEPBHUTE KJIETKWN, KOETO B KpaliHa CMeTKa npuymHsiBa cMbpTTa UM. Qalsody e nspaboTteH OT Manka
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HULWWKa OT reHeTn4yeH Matepuan (HapeyeH aHTUCEHC OIMIOHYKena), npom3seneHa B nabopatopms,
KOSITO Ce CBbp3Ba C reHeTUYHMS MaTtepman SOD1 B HepBHaTa kneTka un 6;10kMpa Npon3BoACTBOTO Ha
nedekteH SOD1. KaTo HamMansiBa KONM4ecTBOTO Ha aedekTHns SOD1, ToBa NekapCcTBO Ce O4YakBa Aa
nogobpu cumntommTe Ha AJIC, NpuUYMHEHM OT MyTauus B reHa SOD1.

KakBu nonsu ot Qalsody ca ycraHOBeHM B npoy4yBaHUATa?

B ocHoBHO npoyuBaHe, o6xBawawo naumeHTn ¢ AJIC, cBbp3aHa Cc MyTaums B reHa SOD1, 72 nauueHTm
nonydasat Qalsody, a 36 nony4yaBaTt nnauebo (cnsAno fedeHmne) B Npoab/KEHME Ha 28 ceaMmumuMm.
OcHoBHaTa MspKa 3a epeKTMBHOCT e YyecToTaTa Ha BaowWwaBaHe Ha cMMATOMUTE Ha 3abonsaBaHeTo Ha
rnauneHTa rno BpeMe Ha Npoy4yBaHeTo. ToBa € OLEeHEeHOo Mo CTaH4apTHa pelNTMHroBa ckasna, u3BecTHa
kaTo ,,dYHKLUMOHaNHa penTmHrosa ckana 3a AJ1IC — peBusnpaHa” (ALSFRS-R), KoSITO n3amMepBa acnekTtu
Ha GU3MYecKoTo PyHKUMOHMPAHE Ha NauneHTa, HanpMMep TPYAHOCTM NpU roBOpeHe, AMLWaHe, XpaHeHe
M U3BbPLUBAHE Ha APYrN HOpPMalHU exeaHeBHU AenHocTu. O6wmaTt pesynTtaTt Bapmpa ot 0 (nunca Ha
dyHKUMS) oo 48 (HopManHa yHKUMS).

Cnep 28 cegmunun pesyntatbT No ALSFRS-R HamansaBea ¢ 4,5 TOUKK NMpu naumeHTuTe, npueManu
Qalsody, B cpaBHeHMe c 5,8 npn naumeHTUTE, NpuemMawm nnauebo; Tasm pasnmka obaye He e
CTaTUCTMYECKN 3HauMMa, KOeTo O3HayaBsa, ye 61 Morna ga ce Ab/XKW Ha CNy4YarHOCT.

Opyru naMepBaHu1s, B YaCTHOCT AbArOCPOYHM AaHHW, Noka3eaT, Ye Qalsody Moxe ga 3abaBu xopa Ha
3abonsBaHeTo. OCBEH TOBa pe3y/siTaTuTe Noka3eBaT HaMassiBaHe Ha HMBaTa Ha npoTemHa SOD1 npwu
nauneHTuTe, npuemawm Qalsody, B cpaBHeHWe C naumMeHTUTE, NnpuemMawm nnauyebo, KOETo NOTBbPXKAaBa
HayMHa, No KOMTO Ce O4YaKBa Aa AeNCTBa JiekapcTBoTo. HabnoaaBa ce n HamMansiBaHe Ha HMBaTa Ha
npoTenH, HapeyeH HeBpodunameHTHa fieka Bepura (NfL, nokasaTten 3a yBpexaaHe Ha HepBUTE), KOETO
npeanosiara HamMaseHo yBpexaaHe Ha HeEpBUTE.

KakBu ca puckoBeTe, cBbp3aHu ¢ Qalsody?

3a NbAHUA CMUCBK Ha HeXenaHuTte peakunm n orpaHN4eHnAaTa npu Qalsody BUXXTE JTIMCTOBKATA.

Han-4yectnTte HexenaHu peakuum npm Qalsody (kKouTo Moxe aa 3acerHart nosede oT 1 Ha 10 gywmn)
BktoyBaT 6osika B bpba, pbLeTe, KpakaTa, MyCKyJIMTe UK CTaBUTE, YMOpa, NOBULLIEHN HUBA Ha
npoTenH u/vunn 6enn KpbBHU KIeTKM B rpbbHa4YHO-MO3bYHaTa TEYHOCT M NOBULLEHA TeMnepaTypa.

Han-4yectnte cepnosHm HexenaHm peakuum npu Qalsody Bkaw4yBaT MMennT (Bb3naneHue Ha
rpbbHayYHMS MO3bK), MOBULLEHO HansraHe B OKOJIOMO3bYHOTO NMPOCTPAHCTBO, nanunoesem (nogysaHe
Ha HepBa, KOWTO CBbp3Ba O4YMTE C MO3bKa), paaAuKynuT (Apa3HeHe N yBpexaaHe Ha KOpeHuTe Ha
HEepBUTE) M acenTUYEH MEHUHIUT (Bb3NasieHne Ha 06BMBKATa Ha MO3bKa M rpbOHAYHUS MO3BK).

3awo Qalsody e pa3speweH 3a ynorpeba B EC?

KbM MOMeHTa Ha pa3pellaBaHeTo 3a ynotpeba Ha Qalsody cbliecTByBaT MHOMO OrpaHUYeHmn
Bb3MOXHOCTU 3a NeyeHne Ha naumeHTn ¢ AJIC. Bbnpekn 4ye OCHOBHUTE pe3ysaTaTh OT NMpoyydBaHe npu
naumeHTn ¢ AJIC, cBbp3aHu € MyTaums B reHa SOD1, He noka3BaT eeKT OT NeKapCTBOTO creq 28
ceAMUUN Ha flevyeHune, ApYrm namepeaHus NOoTBbpXXAABaAT Ha4yMHa, MO KOMTO Ce 0OYaKBa J1eKapcTBOTO Aa
Aencrea, u nokaseat, Yye Qalsody Moxe ga 3abaBu NpoTnyaHeTO Ha 3abonsiBaHeTO.

Mo oTHoweHMe Ha 6e3onacHocTTa Qalsody Moxe Aa UMa CEpUO3HU HEXENaHU peakunn, CBbp3aHu C
HepBHaTa CUCTEMA, KaTo Bb3MaseHne Ha rpbbHaYHNsA MO3bK; Te o6ade MoraT Aa ce oBfafesT C
NoAXOASALLO JIeYeHME.
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Mopaan ToBa EBponeiickaTa areHums no fiekapcTeaTa pelun, ye nonsuTe oT ynotpebata Ha Qalsody ca
no-rosieMn oT PUCKOBETE M TO3M MPOAYKT MOXe Aa 6bae paspelleH 3a ynotpeba B EC.

Qalsody e pa3speweH 3a ynotpeba npu ,n3BbHpeaHU obctoaTencrea". ToBa e Taka, 3alloTo He e 6uno
Bb3MOXHO Aa Ce MoJjlyun NbjiHa MHpopMaums 3a NeKapCTBOTO NOpaaM peaKocTTa Ha 3abonsiBaHETO U
¢dopmaTa Ha AJIC, cBbp3aHa no-crneuunasnHo ¢ MyTaums B reHa SOD1, Tbi KaTo TOBa Ce cpeLlla camo npu
2 % oT BCcMYKM naumeHTn c AJIC.

®upmaTa, koaTo npeanara Qalsody, TpsbBa na npenocTaBu AOMbAHUTENHM AaHHM 3a AbJIrOCpoYHaTa
6e3onacHoCT n edeKTUBHOCT Ha SleKapCTBEHMS MPOAYKT Npu naumeHTn ¢ ALS, cBbp3aHa c MyTaums B
reHa SOD1. Tq cbwo Taka Tpsibsa ga nacnenBa edekTa OT JIEKAPCTBOTO NPy NAUMEHTU, KOUTO BCE oLle
HsaMaT cMMnToMK. MNaumeHTuTe, nekyBaHu ¢ Qalsody, Tpsabea aa 6baaT NpocneasBaHn C PErncTbLpP U
¢dupmaTa Tpssbea Aa npeaoctass AaHHW OT TO3WM perncTbp BCsiKa rognHa.

Bcaka rogMHa AreHumsTa We npasu nperneq Ha Bcska HoBa MHdopMauma 3a Qalsody, koato 6bae
onoBecTeHa.

KakBu mepku ce npeanpuemMart, 3a Aa ce rapaHTupa 6e3onacHata u
ecdexkTBHa ynorpeba Ha Qalsody?

MNpenopbknTe M NpeanasHUTe Mepkun 3a 6e3onacHaTta u edpekTuBHa ynotpeba Ha Qalsody, kouTo cneasa
[a ce crassaT OT MeAWUMHCKUTE CheumanncTi n naumeHTuTe, ca BKIOYEHN B KpaTKaTa XxapakTepucTuka
Ha NpoaykKTa M B NCTOBKaTa.

KakTo npu BCUYKKN NeKapCTBa, AAHHUTE BbB Bpb3Ka C ynoTpebaTta Ha Qalsody HenpekbcHaTo ce
npocneaseat. CbobLeHNTe HeXenaHu peakumm, CBbp3aHn ¢ ynotpebaTa Ha Qalsody, BHMUMaTENHO ce
oLEeHsABaT M ce npeanpueMaT BCUUKM Heo6X0AUMN MEPKM 3@ 3alluTa Ha NauMeHTuTe.

AonbnHutenHa mHdopmaumsa 3a Qalsody:

OonbnHutenHa nHdopmaumsa 3a Qalsody MoxeTe ga HamepuTe Ha yebcaliTa Ha AreHuunsaTa:
ema.europa.eu/medicines/human/EPAR/qgalsody.
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