INPHUJIOKEHHUE I

KPATKA XAPAKTEPUCTUKA HA ITPOJAYKTA



vTosn JICKApCTBEH MPOAYKT MOJICKH Ha JOIBJIHUTEIHO HaOMoeHue. ToBa 111e 103B0Ju OBbp30TO
YCTaHOBSIBaHE HAa HOBa MH(OpMaIUsi OTHOCHO Oe3omacHOCTTa. OT MEIUIIMHCKUTE CIICIIUAINCTH CE
M3HCKBA Jla ChOOIaBaT BCSIKa MOI03UpaHa HeXKellaHa peakIus. 3a HadiMHa Ha ChOOIaBane Ha
HEe)KeJIaHW peaKIiy BIXKTe Touka 4.8.

1. HUME HA JIEKAPCTBEHUA NTPOAYKT

Waskyra 2-10 x 10° xnerkn/ml uudy3nonHa gUCHEpCHS

2. KAYECTBEH U KOJIMYECTBEH CHCTAB
2.1 2.1 O61o onucanue

Waskyra (eTyBeTHUIMICH aBTOTEMIIEN) € TCHETHYHO MOAU(UIIMPaHa, aBTONOXKHA, oboratena ¢ CD34+
KJICTKH TIOTYJIAIHs, KOSATO ChIbPKa XEMOMOSTHYHH CTBOJIOBH U TiporeHuTopau Kietku (HSPC),
TPaHCAYLHUPAHU eX VIVo ¢ JICHTUBUPYCEH BEKTOP, eKCIIPECHpalll YOBEIIKUS I'eH Ha CHHAPOMA Ha
Wiskott-Aldrich (WAS).

2.2 KauyecTBeH U K0JIMYeCTBEH ChCTaB

Bceku nnpy3uonen cak Waskyra 3a KOHKPETSH MAIMEHT ChIbPKA STYBETUIUTCH aBTOTEMIIEI
(etuvetidigene autotemcel), KOHIICHTpaITATA Ha KOMTO 3aBUCH OT IIPOM3BEICHATA MTAPTHIa TCHETHIHO
Mou(UIpaHa, aBTOJIOKHA, oborateHa ¢ CD34+ kiIeTKu momyinanus.

JlekapCTBEHUST MPOAYKT € OMAKOBAH B €/IMH WITH MOBeue HH(PY3MOHHU CAKOBE, ChIbPKAIIH
nHdy3HoHHa aucniepens ot 2—10 x 10° kmetkn/ml xu3HecIoco6Ha, oboratena ¢ CD34" kneTku
MOMTyJIaIus, , CyCIICHANPaHa B KpHOKOHCEPBHpAIIl Pa3TBOpP.

Bcexu nH(y3HMOHEH cak 3a KOHKpeTeH nanueHTt cbabpxa 10 1o 20 ml undy3noHHa AuCTEpCHsL.
Wudopmarusata OTHOCHO KOJIMUYECTBOTO JICKAPCTBEH MPOIYKT, BKIIOUUTEITHO KOHIICHTPAIIUATA B
3aBHCUMOCT OT NapTHaTa u Oposi Ha HHQY3HOHHHUTE CaKOBE, KOUTO TPsIOBa Ja ce MPHUIIOXKAT, €

npeacTaBeHa B MHGOpMaMOHHUS JHUCT 3a nmaptuaara (LIS), koiito mpuapysxaBa JeKapCTBEHUS
IIPOAYKT 3a JICUCHHUE.

Tlomonrau BCIICCTBA C U3BECTHO HeﬁCTBHC

To3zu nexapcTBeH NPOAYKT Chabpxka 3,5 mg Hatpuit Ha ml u 55 mg qumeruncyiadokeua (IMCO)
Ha ml (BX. TouKa 4.4).

3a IBJIHAA CIIMCHK HA ITOMOIIHUATE BEIeCTBA BIOKTE TOUKa 6.1.

3. JIEKAPCTBEHA ®OPMA
Wndysnonna nucnepcus.

IIpo3pauna 10 1eK0 MBTHA, OE31BETHA IO JKBJITA WU PO30BA JUCTICPCHUS.



4. KJIMHUYHU JAHHU
4.1 TepaneBTHYHU MOKA3AHUS

Waskyra e nokasaH 3a JeueHHEe Ha AlMEHTH Ha Bh3PacT 6 Mecella U MO-ToJIEMH ChC CHHIIPOM Ha
Wiskott-Aldrich (WAS), kouto nmat myTarus B TeHa WAS, 3a KOUTO € TTOAXO0/IS1Ia TPAHCTUIAHTAITHS
Ha xeMornoeTHyHH cTBOsIOBH KieTkd (XCK) 1 3a KouTo HAMa MOJXOAAI] JOHOP Ha XeMOIIOETHYHHU
CTBOJIOBH KIIETKH, ChBMECTHUM I10 YOBEIIKH JeBKonuTeH antured (HLA).

4.2 Jlo3MpoOBKa M HAYMH HA MPUJIOKEHHE

Waskyra Tpsi6Ba na ce npuiiara B cepTudUIIIpaH MEIUIIMHCKH IICHTHP OT JeKap ¢ OIUT B
tpanciuiantaiusaTa Ha XCK 1 o0yueH B mpuiiaraHeTo Ha JICKAPCTBEHHUSI TPOYKT U TPHXKUTE 3a
MAIUEHTH, JICKYBaHH C HETO.

ITpenu na ce 3anoune MoOmIM3anys, ahepesa 1 KOHAUIIMOHUPAHE C HaMaleHa HHTCH3UBHOCT, TPsiOBa
Jla ce MOTBBP/IU, Ue TpAaHCIIAaHTAllMATA Ha XeMONOeTHYHH cTBOJIoBH KieTkH (XCK) e moaxoasma 3a
MaUeHTa.

Jlexapure TpsiOBa aa ce nmo3osaT Ha KXII Ha nekapcTBeHUTE NPOILYKTH, H3MIOJI3BaHU 32

MIPEIBAPUTEITHO JICYCHHEe, MOOMIIM3aIus Ha reprudepHa KPbB U KOHTUIIMOHUPAHE, 32 J1a OCUTYPSIT
MMOAXO/ISIIUTE HACOKU Ha IMallMeHTa.

ﬂompoma

Waskyra e npeiHa3HaueH caMo 3a aBTOJIOXKHA yrnoTpeba 1 TpsiOBa 1a ce mpuiiara eTHOKpaTHoO (BiK.
Touka 4.4).

JleyeHnETO Ce CHCTOU OT EIMHUYHA /1032 32 MHQY3HUs, KOSATO ChIbPKa TUCTIepPCHs Ha KU3HECTIOCOOHH
CD34" xJIeTKHU B €/IMH WK MOBeYe MH(Y3MOHHH CAKOBE.

Ho3ata Waskyra, kosTo TpssOBa 11a ce MpUIIOkKH, CE ONPEaeIs Bb3 OCHOBA Ha TEJIECHOTO TETIIO0 HA
mannueHTa KbM MOMCHTA Ha I/IH(l)y3I/IHTa.

MuHIMaTHaTa IpenopbkunTenHa 1o3a ¢ 7 x 10° CD34" knetku/kg TenecHo Tero.

Maxkcumannusar ooem Waskyra, KOHTO TpsOBa J1a ce PUIIOKH, TpsOBa na octaHe < 20 % ot
M3YMCIICHUS TUTa3MeH 00eM Ha manueHTa (Bxk. Touka 4.4 u Touka 6.6).

Bmxre npuapyxaBamus nHGpopManroHeH aucT 3a naptunara (LIS) 3a nomenauTenna uadopmanys
OTHOCHO J03aTa.

IIpenBapuTenHo I€UeHUE M KOHAUIIHOHUPAHE

JlexyBamusT nekap TpsAOBa Ja MOTBBPAH, Y€ MPHUIIAraHeTO Ha aBTOJIOKHA TeHHa Tepanust ¢ HSPC e
KIMHAYIHO TTOIX OISO 32 TMaIlUeHTa, IPEAN JIa CE 3all0YHE JICUCHHUE ¢ PUTYKCHUMAa0 U KOHIUITHOHUPAHE
(Bx. Touka 4.4).

Konmumonupanero He TpsAOBa Aa 3a110uBa, JOKATO IIBIHUAT KOMIUIEKT HH(Y3uOHEeH(HN) cak(oBe),
chCTaBiIsBaIIM qo3ata Waskyra, He ObJie MOY4eH U ChbXpaHsABaH B [ICHThPA Ha MPUIIOKECHUE, U HE

6’B,Z[C MNOTBBPACHO HAJINYUCTO Ha PE3CPBHO C’B6I/IpaHC.

Mobwim3aims Ha nepudepHa KpbB U adepesa

Astonoxante CD34+ keTku ce n30mMpaT oT MOOMIN3upana nepudepHa KpeB. ToBa ce
W3BBPINBA Upe3 npollenypa(u) Ha adepesa ciieq MoOumu3aIys Ha nepudepHa KpbB.
3



3a na ce nomy4atr CD34+ kneTku 3a IpOU3BOACTBO Ha JIEKAPCTBEHHU NMPOAYKTH U 32 aBTOJIOKHHU
pe3epBu, MaleHTHTe TPsAOBa 1a MPEMHUHAT ITpe3 MOOMIIN3AIH Ha XeMOTIOSTHYHH CTBOJIOBH U
nporenutopHu kietku (HSPC) ¢ rpanynonut-xononnoctumynupain dpaxrop (G-CSF) u
wiepukcadop, mociaeaBad oT JeBKodepesa.

3a IpoM3BOACTBOTO HA JICKAPCTBEH MPOIYKT Ce MPeropbuBa 001 LIeJIEBH MOKa3aTel 3a ChOUpaHe Ha
HSPC ot 40 x 10° CD34+ knerku/kg. B rombanenue kbM ToBa Haii-manko 3 x 10° CD34+ knerku/kg
TpsOBa 1a OBAAT CHOPAHU KaTO aBTOJIOKEH pe3epB. Pe3epBHUTE KIIETKH MOTaT J1a ObIaT ChOpaHU WITH
ype3 adepesa Ha MoOWIM3HpaHa nepudepHa KpbB, WK Ype3 ChOUpaHe Ha KOCTEH MO3BK.

HDeI[BaDI/ITeJ'IHO JICYCHUEC C DI/ITVKCI/IMa6 " CXEMa Ha KOHAWMITMOHHUPAHE C HAMAJICHA MHTCH3WUBHOCT

Bycyndan u dpraynapabun ca mpenopbUUTEIHUTE JEKapCTBEHU MPOAYKTH 32 KOHIUIMOHUPAHE.



JAnn npenn
HH(py3uaTa
Ha

JIe4eHUeTo

Cxema Ha 103upaHe

Jo3a

Puryxcumab

Hen 22
(+/— 1 gen)

[IpenopruBa ce uHbpy3usd HA
eMHUYHA J1034 1.V.
pUTYKCHUMa0, MOHOKJIOHATTHO
antutsIo antu-CD20, va 22-1
neH (+/— 1 nen) npeau
nHpy3usaTa Ha Waskyra, ¢ men
Jla ce u3uepnsT B-kineTkure
Mpeau JICYCHHUETO.

Ckopocrra Ha HH(Y3HITa
CHOTBETCTBA Ha KpaTKaTa
XapaKTepUCTUKA Ha IPOIYKTa
(KXIT)

3a 1a ce HaMaJM MosBaTa Ha
HNOTCHINAIHYU HEXEJIaH!
peaxiuu, nHpy3UATa C
putykcumab TpsiOBa 1a ce
IpeALecTBa OT MOAXOASIIA
MpeMeTUKAITH C 1.V.
AHTUXHUCTAMUH, MapaneTaMmon u
CTEPOUAH, CHITACHO
CTaHJIapTHUTE npoueaypu. Te
TpsiOBa Ja ce MOBTOPAT cief 6
yaca.

375 mg/m?

bycyndan

Ot neu 4
IO JIeEH 2

Ha nanenTure me ObpaaT
MpUJIaraHu 1034 Oycynda i.v.
Bb3 OCHOBA HA TEJIECHOTO TETJIO.

Ilnanupano e nauueHTuTe aa
moJIyJar o01io 8 mo3mu,
MpUjIaraHy Ha BCEKHU 6 Jaca oT
neH -4 no ne” -2. Axo
tapretHata AUC

48 000 ng/ml*h (+ 10 %) He ce
IIOCTUTHE ¢ 8 J03M, MOTaT Ja ce
MIPIIIOKAT TOTTBIHUTEITHH JTO3H.
IIpunaranero Ha jgo3ata 11e
Ob/Ie CIIPSTHO, aKO TapreTHATa
AUC 0b1e nocTurHara mpeau
ocMmara J103a.

Kopurupanero na no3ara ce
M3BBpIIBA B ChOTBETCTBUE ¢ DK
HUBa Ha OycyndaH, 3a 11a ce
HOCTUTHE TapreTHa
kymynatusHa AUC

48 000 ng/m1*h (£ 10 %).

Hauwannara no3a Oycyndan ce
OIlpezesns Bb3 OCHOBA Ha
TETJI0TO Ha MaIMeHTa MO0
ClIeIHaTa cXeMa:

. 1 mg/kg/mo3a (< 9 kg);
o 0,2 mg/kg/no3za (9—

16 kg);

. 1,1 mg/kg/no3a (> 16—
23 kg);

. 0,95 mg/kg/noza (> 23—
34 kg);

. 0,8 mg/kg/noza (> 34 kg).

Crnenpamute 1031 Oycyndan
Tps0Ba a Ob/IAT U3YHUCICHH Bb3
OCHOBa Ha (papMaKOKWHETHIHH
(®K) npobu u na Obpaat
CBHOTBETHO Kopurupanu. GK
aHanu3 Ha Oycyndan TpsOBa 1a
€€ U3BBPUIN UPE3 CEPUMHO
B3eMaHe Ha KPbBHH poOHU
Mpenu u cien nHpy3usITa Ha
Hall-MaJKoO JABE OTICITHHU JIO3H,




Knerwunata nH}y3us Ha
Waskyra e 0b11e miianupana
Taka, 4e Jia o3BOJIU BpeMe 3a
OYHUCTBaHe Hali-Mayko 24 yaca

OT TocemHaTa A03a Oycymdan.

0OMKHOBEHO ITbpPBAaTA M TETaTa
o3a.

TpsabBa na ce 06bpHE
CIIEIIMaTHO BHUMaHUE Ha
nIo3upaHeTo Ha Oycyndan, 3a na
ce MMOCTUTHE TapreTHaTa
kymynatuBHa AUC

48 000 ng/ml*h (+ 10 %).
Tps0Ba na ce U3BBPIIM
KOpEKIIUS Ha J103aTa, aKo
o0Iara mporHo3Ha CTOMHOCT Ha
AUC noxka3za noseue ot 10 %
OTKJIOHEHHE.

OT TapreTHaTa CTOHHOCT
(o6mara mporuo3na AUC e
<43 200 ng/ml*h wm

> 52 800 ng/ml*h).

BposT Ha mo3ute Oycyndan
MOXe Ja ObJIe HaMaJIeH, aKo
KyMyJIaTHBHATa TPOTHO3HA
croitHoct Ha AUC e TBBpAE
BHCOKa.

Onynapabun | [len 4 u
neH 3

OnynapabuH ce npuiara i.v.
BE/IHBK JIHEBHO B JieH -4 U JIcH
-3.

Ckopoctra Ha HH(Y3UsITa
TpsiOBa Ja ChOTBETCTBA HA
KpaTKaTta XxapakTepUCcTHKa Ha
npoxaykra (KXII) 3a

by mapabwH.

30 mg/m*/nen

C = o1 0J KPUBATa; i.v. = uaTpaBeHo3Ho; OK = papMakoKMHETHYEH; m? = KBAIPaTEH METHP

IIpeBeHITUS ¥ KOHTPOJI Ha I/IHd)eKIH/II/ITe 10 BpEME Ha IPECABAPUTCIIHOTO JICYCHUC

Tps6OBa na ce oOMuCIN TPOPHUITAKTHYHA M EMITUPUYHA YIIOTpeOa Ha aHTHUH(EKIIMO3HH CPEICTBA
(bakTepuanHu, rEOMYHN, BUPYCHH) TIPY PO UIIAKTHKATA U JISYCHUETO Ha HH(EKIIH, 0COOCHO 10
BpeMe Ha HEeyTPOIICHHYHHS IEpUOJ Ciie]] KOHAUIHOHIpaHeTo (BK. Touka 4.4). [1o Bpeme Ha
XOCTIMTANM3AIUATA TPSIOBA Ja ce MpriIaraT MepKH 3a KOHTPOJ Ha HH(MEKIIUUTE U MPOLIeIYPH 32
U30JIpaHe B CHhOTBETCTBHE C MECTHUTE CTAHAAPTH.

IIpemenukanus

[IpenopbuBa ce aHTHAIEPIUIHHU JIEKAPCTBEHU IPOLYKTH, HAIPUMEP HHTPABEHO3€EH XJI0p(hEeHNPaMUH,
na ce npunaraT 15—30 MunyTH npeau nHy3usaTa Ha Waskyra, 3a 1a ce Hamanu Bb3MOXKHOCTTA 32
aJlepruyHa peakuusi, CBbp3aHa ¢ HHPy3usITa.

Crenyaiasy IonyJIainu

Cmapuecka év3pacm

Waskyra He € nmpoydeH npu MainueHTH Ha Bh3pacT > 65 roauHu.




Tayuenmu, ceponozumuenu 3a yoseuwku umyrooepuyumen supyc (HIV), supyc na xenamum B (HBYV)
unu eupyc Ha xenamum C (HCV)

Waskyra He ¢ npoyusan npu naruentu ¢ HIV-1, HIV-2, aktuser HBV unu aktuBen HCV. Tpeau
chOMpaHeTo Ha KJICTKH 3a MPOU3BOJICTBO MAIIMEHTUTE TPsAOBa na ObaatT uscnensanu 3a HIV-1, HIV-2,
HBV u HCV wu BcsikakBu ApyTy HHPEKIINO3HHA areHTH B ChOTBETCTBHE C MECTHUTE yKa3aHUSI.

THayuenmu cvc cepuo3nu xeMamono2uiHu pacmpocmed

Waskyra He € mpoy4BaH npy NAIMEHTH C JOKA3aTeJICTBA 32 MUCJIOUCILIA3Us, [INTOTCHETHYHI
MIPOMEHH, XapaKTEPHU 32 MUEIIOIUCIUIACTHYEH CHHIPOM M OCTpa MUEJIONTHA JIEBKEMUS WIIH APYTH
CEPUO3HU XEeMaTOJIOTMYHHU HapyieHus. [Ipu Te3u manueHT He ce npenopbyBa Jieuenue ¢ Waskyra.

Tleouampuuna nonyrayus
besomacHocTTa M epukacHocTTa HA Waskyra npu manyieHTH Ha Bb3pacT < 6 Mecella Bee ollle He ca

YCTAaHOBCHHU. JIuncBar JaHHU.

HauuH Ha ipuioxxeHue

Waskyra € MMpeAHa3Ha4YCH CaMO 3a UHTPABCHO3HA I/IH(I)YBI/ISI.

[Ipenu nndysusra Ha Waskyra Tpsi6Ba a ce HOTBBP/IM, Y€ CAMOJIMYHOCTTA Ha TallMeHTa ChBIIaja ¢
BRXHUTC YHUKAITHY JJAHHY 3 MAalUeHTa BhPXY €TUKETUTE Ha nH(y3uoHHMsI(Te) cak(oBe) Ha Waskyra
U IIpupyKaBamiara JokymMeHranus. Korato e HeoOxomum moBede ot efuH cak Waskyra, cakoBere ¢
JIEKapCTBEHUS MPOTYKT TPssOBa 11a ce BIMBAT €IWH 110 eauH. OOmusaT Opoit Ha HHPY3UOHHHUTE CaKOBE,
KOHUTO TPsIOBa J1a Ce MPHUIIOKAT, ChIIO TPsAOBA J1a ObJC MOTBBPACH ChC CIICITU(PUUHUTE 3a MAlUECHTA
JTaHHH B WHGOpMAIMOHHUS TUCT 3a naptugara (LIS) (Bxk. Touka 4.4).

Hudysusara na Waskyra 1ie Ob/1e MiIaHHpaHa Taka, ue J1a e OCUTYPH BpeMe 3a OUHCTBAHE Hal-MaIKo
24 vaca ot nocjenHaTa go03a oycyndas.

Bpemero Ha pa3zmpassiBane u uH(pYy3ust Ha Waskyra TpsiOBa na Ob11e koopauHUpaHo. Bpemero Ha
3anoy4BaHe Ha MH(QY3HsATa TPAOBa J1a ce MOTBBP/AU MPEABAPUTEIIHO U JIa C€ aAaNTHpPa CIIPIMO
pa3MpassBaHeTo, Taka 4e KOraTo MalMeHThT € TOTOB 3a HH(py3us, Waskyra na 6b/ic HaTM4EH 3a
nHpy3us. [IpemopruBa ce Waskyra nma ce npuimoxu He3a0aBHO ClIel KaTo pa3Mpa3siBaHETO IPUKITIOUH,
3a J1a ce 3ama3u KU3HECIIOCOOHOCTTa Ha KIIETKHUTE B IPoAyKTa. [IpuiokeHuneTo TpsaoBa 1a Obe
3aBBPIICHO B PAMKUTE Ha 2 yaca OT MOMEHTA Ha pa3MpassiBaHe.

Ipunoowcenue

[punoxkere MpoAyKTa KaTo MHTPaBEHO3Ha MH(Y3HUs Upe3 LeHTpalleH BeHO3eH KaTteThp. Korato ce
MIPeI0CTaBs IOBeUe OT euH cak Waskyra, cakoBeTe ¢ JIeKapCTBEHHsI TPOYKT TpsiOBa aa ce
pasMpassiBaT eMH 10 eJIUH.

Bcexku cak TpsOBa fa ce BIMBa ChC CKOPOCT Ha MH(]Yy3UsTa, KOATO He HaaBuiasa 5 ml/kg/h, B
pamkute Ha okoJio 30 MuHyTH. [IpenOpbYNTETHHIT KOMIUIEKT 32 MTPUIIOKEHHUE CE ChCTOU OT
KOMITJIEKT 3a KpBBOIpeNnBane, 000pyasan ¢ GpuiaTep ot 200 pm.

[Taruenture TpsiOBa na ObAaT HAOTIOJABAaHH BHUMATEITHO MIPENIH, 10 BpeMe Ha MH(Y3UsATa U CIIe]] Hesl.
JKuznenute mokasarenu (KpbBHO HaJsTaHe, ITyJIC U KUCIIOPOJIHA CaTypalys) U MosiBaTa Ha KaKbBTO U
Jla € CHMIITOM TpPsIOBa J1a ce TIPOBEPSBAT HA BCEKH JIECET MUHYTH I10 BpeMe Ha HH(Y3UITa U Ha BCEKU
4ac B MPOJBJDKCHUE Ha 3 yaca ciiei uHpy3usaTa (BxK. Touka 4.4).

[TanmenTuTe TpsiOBa Ma ObIAT IPOCIESAIBAHN PSIOBHO Upe3 U3CIEABAHE HA IThIHA KPhBHA KAPTHHA B
MIPOIBJDKCHUE Ha Hal-MaJIKo 6 CEeIMUITY clie] MH(Y3UsITa WK JI0 Bb3CTaHOBSIBAHE HA XEMOIIOe3aTa, a

I/IH(I)CKI_II/II/ITC Ja C€ JICKYBAT CHITIACHO CTAHAAPTHUTC HACOKHU U MCAUIIMHCKA IPCUCHKA (B)K. TOYKa 44)

3a oApoOHH yKa3aHUsI OTHOCHO MPHUTOTBSHETO, MPUIIOKEHUETO, MEPKUTE, KOUTO TPsOBA Ja ce
mpeanpueMaT B Cilydail Ha ciiydaiiHa eKCIIO3HLUS, U U3XBBpIsiHeTo Ha Waskyra, BikTe Touka 6.0.

4.3 IIporuBomoka3zaHus



CBpPBXUYYBCTBUTEIHOCT KbM aKTHBHOTO BEILECTBO WIIH KbM HSKOE OT IIOMOILIHHUTE BELIECTBA,
n30poeHu B TouKa 6.1.

[IpenxoaHO JeYeHHe ¢ TEeHHA Tepanus ¢ XeMOIIOSTHYH! CTBOJIOBU KJIETKH WJIH C AOT€HHA
Tpanciutantanus Ha HSC ¢ mokasarencTsa 3a OCTaThUHU KIETKH OT TIOHOP.

4.4 CroenuajaHu npeaynpexaeHus U NpeANa3sHA MePKH NIPH ynoTpeda

IIpocaenumoct

TpsbBa na ce mpuiarat U3UCKBaHUATA 32 TPOCIEAUMOCT Ha JIKAPCTBEHH MPOAYKTH 32 MOJIEPHU
Tepanuy Ha OCHOBATa Ha KIETKH. 3a J1a Ce OCUTYpPH MPOCIEANMOCT, UMETO Ha MPOIYKTA, TAPTHUIHUSAT
HOMEp M UMETO Ha JICKyBaHUsI MMAIUEHT TPsiOBa Ja ce ChbXpaHsBarT 3a nepuo ot 30 ToAUHU Cliel
JlaTaTa Ha U3THYaHE Ha CPOKa Ha TOJHOCT Ha MPOAYKTA.

ABTOJI0KHA yHOTpeOa

Waskyra e npemHasaadeH caMo 3a aBTOJIOKHA yIoTpeda U IMpH HUKAKBU OOCTOSITEIICTBA HE TpsiOBa 11a
ce mpuiiara Ha Apyru nmanreHTH. Waskyra He Tps6Ba fa ce mpuiara, ako HHGOpPMAIHATa BEPXY
eTHKETUTE Ha MPOAYKTa U nH(OopMannoHHUS JHCT 3a naptuaata (LIS) e cyBnana c
UACHTU(UKATOPUTE HA TIAIIEHTA.

Hexenanm peakiuu, CBbp3aHU ¢ Bb3PacTTa

[IpenmoppunTenHO € TeHHaTa Tepamus 1a ce MpHiara B Mo-paHHa Bb3pacT. PUCKBT OT aBTOMMYHUTET
Ipeau reHHaTa Tepamus, KaKTO U PUCKBT OT HEIbJIHO BH3CTAHOBSIBAHE HA KIMHUYHIS aBTOUMYHHUTET
cjen TeHHa Tepamnus U3IJIeKIaT 0-BUCOKH BbB Bb3pacToBara rpyna > 5 ronuuu. OCBeH TOBa MOXKE a
Ce HAJIOXKH MMO-BH3PACTHH MAIMEHTH Ja ObIaT BHUMATEITHO M3CJICIBAHH 32 ChCTOSHUS, KOUTO MOXKE Ja
MIpeIosarar Mo-BIUCOK PUCK OT HEXKETIAaHU PEaKITUH MPU KOHIUITHOHUPAHETO.

MoOuim3arms, pUTYKCUMa0 M HOATOTBUTEIHH JIEKAPCTBEHU IIPOJYKTH

[penynpexneHusra 1 NpeAna3HUTEe MEPKU 32 MOOWIIN3AIHSITa, PUTYKCUMAa0 U TIOATOTBUTEITHUTE
JIEKapCTBEHU MPOAYKTH TpsiOBa a ObJaT pa3riieJaHu Npeau IUIaHHpaHe Ha CbOMpPaHeTo Ha KISTKUTE
3a POU3BOCTBO.

Yenoxkxuenus npu nenrpaiet senosed katersp (1IBK)

HNudexnun 1 KppBeHe, CBbp3aHu ¢ n3noia3BadeTo Ha 1[BK, ca cho0maBany B KIIMHWYIHA U3MTATBAHUS
(Bk. Touka 4.8). [lanmenTuTe TPsIOBA M2 OBAT BHUMATEIHO HAOIIOJaBaHU 33 TOTCHI[HATHU
WHQEKIIUU U YCIIO)KHEHUS, CBhP3aHH C KaTeThpa.

CBD’BX‘IVBCTBI/ITCHHOCT " pCaKIinm, CBbpP3aHU C I/IHd)VSI/ISITa

W3zBectHO e, ue qumetnicyndokcun (IMCO), enHo OoT moMomrHUTE BelecTBa Ha Waskyra, Moxke 1a
MPUYUHYA CEPUO3HU PEaKIUU Ha CBPBhXUYBCTBUTEIIHOCT, BKIIIOUUTEIHO aHaduiakcus. [TlanuenTture
Tps0Ba 1a ObJAT HAOIFOJaBaHN BHUMATEITHO 110 BpeMe Ha MH(Y3usITa U cliea Hes. JKUu3HeHuTe
roka3zaTeny (KphBHO HaJSTaHe, IyJIC ¥ KHCIOPOIHA CaTypaIlis) U TosIBaTa Ha CUMIITOMH OT BCSKAKEB
XapakTep TpsAOBa ga ObAaT HAOMIOAaBaHU IPEIN HAYaJIOTO Ha MHPY3UATA, TPUOIN3UTEITHO BEIHEXK HA
JISCeT MUHYTH 110 BpeMe Ha MH(y3UsATa ¥ Ha BCEKHU Yac B MPOIbIDKEHHE HA 3 yaca ciie]] uH(y3usTa.

IIpenn nady3uATa TPAOBA 1A ce rapaHTHpa, Ye oomuaT ooem Ha nprmitaranus JIMCO TpsiOBa na
octane < 1 % or u3uncnenus mwiasmMeH obeM Ha manueHTa. [lopaan ToBa MakCHMaTHUAAT 00eM
Waskyra, xoiiTo TpsiOBa 51a ce mpuiioxku, TpsioBa na octane < 20 % oT u34ucIeHUs 1a3MeH 00eM Ha
narueHTa (BX. Touka 6.6).



IIpoabKUTEIHA IUTOIICHUS U HEYCHEIIHO IPUCAXKIaHe

[NanmenTHTE MOTAT JIa MPOSBAT TEXKKH [TUTONICHUH, BKIFOUUTEITHO TEXKa HEYTPOTICHUs, NepuHupaHa
kaTto abcomroteH Opoit HeyTpopumu (ANC) < 500 /ul, B mpoabirkeHne Ha HAKOJIKO CEAMUIIH CIEH
MOATOTOBKA ¢ HAMaJeHa MHTEH3UBHOCT Ha KOHIUIIMOHKUpaHe u nH)y3us ¢ Waskyra. [launenture
TpsI0Ba 1a OBJAT MPOCIEIIBAaHN PEJOBHO Ype3 M3CiIeBaHe Ha ITbJIHA KPhBHA KAPTHHA B MIPOIBIDKECHHE
Ha Hall-MaJIko 6 ceMHIIH cie HH(DY3HITa WM O Bh3CTaHOBSBAaHE Ha XeMoIoe3aTta a HHQEKIuuTe /1a
ce JIeKyBaT, ChIVIACHO CTaHAAPTHUTE HACOKH U MEIUIMHCKA npeueHka. [logabpxanioro
KpBBOIIPEITNBaHE Ha OOTBUCHN SPUTPOITUTH (EPUTPOITUTHA Maca) U TPOMOOIIMTH CJIe/IBa J1a ce
U3BBPIIIBA B CHOTBETCTBHE C MEIMIIMHCKATA MTPEIICHKA U MPAKTHKATa B JICYeOHOTO 3aBe/ICHNE.

Henpuxsamanero Ha npucagkaTa € MOTEHIHMAIHO BaKEH PUCK, ONPEAEICH KaTO HEIIOCTUTaHe Ha
abcomoreH Opoit HeyTpodmm (ANC) > 500 kimeTkw/|ul, cBbp3aH ¢ JHIca Ha JOKA3aTeICTBA 3a
BB3CTAHOBSIBAHE HAa KOCTHHSI MO3BK (T.€. XMIOKJIEThYEH KOCTEH MO3bK), 10 JeH 60 cien nHpy3usiTa Ha
Waskyra. B ciyuaii Ha mpoabkaBaiia HEyTpOIeHus, TpsAOBa Ja ce 3anouHe jgeuenue ¢ G-CSF, 3a na
Ce CTHUMYJIUPa Bb3CTAHOBSBAHETO HA KOCTHHUS MO3BK, HJIH [I0-PaHO, Bb3 OCHOBA HA MEJULIMHCKA
MpereHKa. AKO HEeMPUXBAIIaHETO Ha TPUCAAKaTa U HEYTPOIICHHUSTA HE OT3ByYaT BBIIPEKU
H3IIOJ3BAHETO HA IPaHyJIOLUUT-KOJIOHHOCTUMYINpaI (hakTop, ce MpernopbyBa pujarane Ha
HETpPaHCAYLMPaHHU PE3EPBHU aBTOJIOKHHU CTBOJIOBU KJIETKH.

IIpenaBane Ha MH(GEKIMO3EH areHT

Bonpekn ue Waskyra € TecTBaH 3a CTEpHIHOCT M MHUKOIUIa3MH, CHIIECTBYBA PHCK OT MpeAaBaHe Ha
UHGEKIINO3HY areHTU. [lopaau TOBa MEIUIIMHCKUTE CIICIIUAIMCTH, KOUTO mpuiarat Waskyra, TpsiOBa
Jla HaOJIF01aBaT MAMEHTUTE 32 MIPU3HAIA U CHMIITOMH Ha MH(EKINH CIIe]l JICUCHHETO, U TIPU
HEO0OXOMMOCT J1a TH JICKYBAT I10 TIOIX OIS HAYHH.

Cepoaornyuo u3cieaBaHe

Bceuuku nanuenty TpsoBa na Obaat usciaensanu 3a HIV-1/2, HTLV-1/2, HBV, HCV u Mukormiazma
MpeIu MOOWITN3aIUsATa, 32 J]a CE TapaHTHpa MPUEMAHETO Ha KICTHhYHHS U3XOJICH MaTepHal 3a
pou3BoACcTBOTO HAa Waskyra.

TlosnusiBane Ha uzcaeasadero 3a HIV

[lopanu orpanmdeHy Ha Opoif U KBCH YYACTBIH C HICHTHYHA TeHETHYHA HH(pOpManus npu
JICHTUBHPYCHUS BEKTOP, U3IIOJI3BaH 3a ch3naBaHe Ha Waskyra, u HIV, Hsakou tecrose 3a HIV,
OasupaHu Ha HykJIenHOBa kucenuHa (nucleic acid tests ,NAT), Mmorat na gagat Qanmmso
TIOJIOKUTEITHU Pe3yJITaTH.

[NanmenTute, Ha KOUTO € MpuiIoxeH Waskyra, € BepoSATHO Ja TOIy4daT MOJIOKHUTENIEH pe3yaTar Ipu
tectroBere 3a HIV upe3 nonumepasno-sepuxna peakius (PCR) nmopaan BMbKBaHETO Ha IPOBUPYC OT
JICHTUBUPYCEH BEKTOP, KOETO BOAM 1I0 (haIINBO TOJIOKHATEeH pe3yaTaT 3a HIV. [Topaau Toa
narueHTuTe, KouTo ca npuenn Waskyra, He TpsOBa n1a ObaaT uzcineapanu 3a HIV undexuus upes
M3M0J3BaHe Ha aHau3, 6azupad Ha PCR.

AnxTHperpoBupycHa yrnorpebda

[TaruenTure He TpsiOBa Ja MpHEeMAaT aHTUPETPOBUPYCHHU JIEKAPCTBEHH MTPOYKTH Ha-MaIKO eIIH
Mecell TpeId MOOMIN3anusITa U Hali-Manko 7 aHu cieq nHdy3usaTa ¢ Waskyra (Bxk. Touka 4.5). Ako
NAlMEHTHT e Hy)KJae OT aHTUPETPOBUPYCHO JieueHue ciel ekcrio3unus Ha HIV/HTLV, 3anouBanero
Ha JeueHrneTo ¢ Waskyra TpsiOBa 11a ce OTIIOKH, ToKaTo He ObIaT u3BbpieHn Tect Western blot 3a
HIV/HTLV wu TecT 3a BUpyCHO HaToBapBaHEe 6 Mecela ciiea eKCIO3UITHATA.

Puck oT HHCEpLIMOHHA OHKOIeHe3a




CrllecTByBa TEOPETUYEH PHUCK OT JIeBKeMUs Win tuMdom ciien gedenne ¢ Waskyra. B ciyqait Ha
ChbMHEHHE MM TIOTBBPKACHUE 32 3JI0KaUYeCTBEHO 3200 siBaHe TPsiOBa fa ce CBBPIKETE C MPUTEIKATEIS
Ha pa3pelIeHreTo 3a yrnorpeda 3a NoApoOHH yKa3aHHsl OTHOCHO B3€MaHETO Ha MpoOU 3a aHAIIU3 Ha
MSICTOTO Ha MHTerpaius Ha BekTopa (ISA) u recTBane Ha KiIoHaMHATa Mposrdepanus (BxK.
KOHTPOJIHUS CITUCHK 32 U3CJIC/IBAHE Ha 3JI0KAYEeCTBCHHU 3a00JIIBAaHUS U JAHHUTE 38 KOHTAKT C
MIPUTEKATEIIS Ha pa3pelIeHUETO 3a yIoTpeda B Cpe/icTBaTa 3a 00yUCHIE/CHBETH 3a O€30ITacCHOCT).

JlapsiBaHE Ha KpbB, Opra’y, TbKaHU U KJIETKH

[Maruenture, nexyBanu ¢ Waskyra, He TpsiOBa 1a JapsiBat 1ia3Ma, KpbB, OpraHd, ThKaHU U KJICTKHU 32
TpaHCIUIaHTAIUs HUKOTa B Objenie. Ta3u nHpopmanys e mpegocTaBeHa B KapTara Ha MalueHTa,
KOSTO TPsIOBa J1a My Ce Aajne Cle] JICUCHHUETO.

Crnen npunoxxenue Ha Waskyra

Cnen nngysusra TpsOBa J1a ce cra3BaT CTaHAAPTHUTE NPOLEAYPH 32 JICUCHHUE HA MALIMEHTUTE CIIe]
TpaHciutantanus Ha HSPC.

BupycHoTo HaTOBapBaHe 10 OTHOIICHHE Ha uToMeranoBupyc (CMV), Bupyc Ha Emmaiin-bap
(EBYV), xepnec cummiekc Bupyc 6 (HSV6) u anenoBupyc ce onpeaens execeAMUIHO Ype3
nojauMepasHa BepmwkHa peakuus (PCR) Bepxy nepudepna kpbB g0 1eH + 90. Ako cToifHOCTHTE ca
HEKOJIKOKPATHO OTPHIIATEIHN, HHTEPBAIBT Ha TECTBaHE MOXKe /1a ObJe yabkeH cief neH + 90. Ako
MAIMEeHTHT € oJiokuTeneH 3a CMV, 111e ce npuiara npeBaHTUBHA TEPAIUs C TaHIIMKIIOBHP,
BAITAaHLUKIOBUP WU (POCKapHET B CHOTBETCTBHE C MECTHUTE CTaHIAPTH.

IIle 6be MpHITOXKEHA PEBAHTHBHA TEPAIUS C pUTYKCHMA0, aKO MAIMEHTHT € ToJiokuTeleH 3a EBV
MIpeIn WK Clie]] TCHHA TEpanusl B CIy4ail Ha MHOTOKpPATHO MOBUIIIABaHE HA BUPYCHOTO HATOBapBaHE
Ha EBV cbriacHo MecTHUTE CTaHIApTHU.

Husoto Ha umyHor1o0yinH G B cepyMma TpsiOBa J1a ce moaabpxa Haj S5 g/l, 3a 1a ce npeoTBpaTaT
MOTEHIIUATHN MH(EKINH, CBBP3aHU C TEKKA XUITOTaMariioOMHEMIsI B pe3yJITaT OT CBhp3aHa ¢
0oJjecTTa IMyHHa HEJJOCTATHYHOCT, MPHIIOKEHUETO HA PUTYKCUMA0 W KOHAUIIMOHUPAHETO.

Beunuku KpbBHU NPOAYKTH, HEOOX0MUMH ciie nHQy3usTa Ha Waskyra, TpsaOBa fa Ob1aT 00TBUCHHU.

JBITrocpoYHO OPOCIIeasIBaHE

OuakBa ce manueHTuTe, Ha KOUTOo ce mpmiara Waskyra, na Ob1at BKIIIOYSHH B ITPOyYBaHE CIIe
noJTydaBaHe Ha pa3pelIieHne 1 TpsoBa qa ObAaT mpocieasiBaHu aKTUBHO 110 15 roanHu cien
uHQy3usTa. JlekyBalure Jiekapy clieiBa Ja IIAaHUPAT TOMUIIHN KIMHHYHA OLUEHKH (BKIFOUUTEITHO
XEMaToJIOTHsl, OMOXHUMUS M HAOJIIOICHHUE 32 3JI0KAaYeCTBEHU 3a00JIsIBAHNS) B CbOTBETCTBUE C
JIOTOBOPEHOTO MIPOyYBaHe 32 0€30TaCHOCT ciel oy4yaBaHe Ha pa3pelieHune.

CpencrBa 3a 00yyeHHEe/CBEBETH 32 OE€30IIaCHOCT

Ha MemumuHCKHTE CIIENIMaIuCTH, YIacTBaIIK B JeueHneTo ¢ Waskyra Ha manment ¢ WAS, Ha
MAIMCHTUTE W/ WM TEXHUTE POJAUTEIH/TIONIATally TPYOKH JIKIIA 11ie ObJaT MPEJOCTaBEHU CPEICTBA 32
o0yueHne/ChbBETH 32 OE30MACHOCT C IEJT J1a CE YICCHU HHOOPMHUPAHOTO B3EMaHE HA PEIICHUS OT
CTpaHa Ha MEJUIUHCKUTE CIICIIHATMCTH U TTAIUCHTUTE, POTUTEIUTE/TIONArall[iTe TPHIKK JIHIA B3
OCHOBA Ha W3BECTHUTE IOJI3K U pUCKOBE OT Waskyra u J1a ce CBeie 0 MUHUMYM PUCKBT 3a
MAI[MCHTUTE.

CopabppKaHue Ha HATPUI

To3u nexapcTBeH NPOAYKT Chabpxka 3,5 mg HaTpwii Ha ml.
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[Ipu BB3pacTHU TOBa MOKeE J1a Bapupa Mexay 35 - 560 mg HaTpuil Ha 103a B 3aBUCHMOCT OT 00eMa Ha
JIEKapCTBEHUS MPOAYKT. TOBa KOJIMUYECTBO € EKBUBAJIIEHTHO Ha 2 110 28 % OT NpenopbUYUTEIHUS OT
C30 maxkcumManeH JHEBEH MPUEM OT 2 g HaTpuil 3a Bb3pacTeH.

TeopeTHYHOTO ChAbPIKAHKUE HA HATPHIA B JICKAPCTBEHUS MPOIYKT MPHU MEIUATPUIHA TIOMYIIAINST MOXKE
Iia Bapupa Mexmy 2,3 u 56 % ot npenopruBanus or C30 MakcuMalleH THEBEH IpHeM 3a JIela, HO
TO3H MPOIIEHT MOKE JIa BapHpa B 3aBUCUMOCT OT TETJIOTO, Bh3pacTTa U o0eMa Ha JIEKapCTBEHUS
MPOAYKT.

4.5 Bs3amMmopeiicTBHe ¢ IPYTH JeKapCcTBEeHM MPOAYKTH M APYTrH opMH Ha B3auMoO/eiicTBHe
He ca nposexxaanu npoyuBaHus 3a B3aUMOJCHCTBHATA.

Tps0Ba na ObAe pasrieaHo B3aUMOJCHCTBUE OT THIIA JIEKAPCTBO-JIEKAPCTBO HA JICKAPCTBEHUTE
NPOLYKTH 32 MOOMJIM3ALIMS U MUETI0a0JaTHBHO KOHIUIIMOHUPAHE.

[MaruenTure He TPsIOBA Ja MPUEMAT AHTHUPETPOBUPYCHH JICKAPCTBEHH MPOIYKTH B IIEPHUO/IA OT
Hal-MaJIKo eJJMH Mecel] Mpeu MOOWIN3aIKATA JI0 Hali-MaJIKo 7 JHH cien uHQy3usTa Ha Waskyra
(Bx. Touka 4.4).

JKuBu BakcuHuU

BezonacHocTTa Ha IMYHHM3aIMATA C )KUBH BUPYCHU BaKCHHH 10 BpeMe Ha U ciel JieueHue ¢ Waskyra
He e mpoydeHa. He ce mpenoppuBa BakCHHAIMS C KUBU BUPYCHU BAaKCHHH B IIPOIBIDKCHHUE Ha 6
CEIMHUIIH TP/ J1a CE€ MPHIIOKH KOHANIIMOHNPAIIOTO JISKAPCTBO 32 ITOArOTOBKA 32 JICYCHHUE C
Waskyra, HUTO cliet ieueHue, 10 3aBbPIIBaHE Ha IMyHHATa PEKOHCTHTYLIUS CJIET JICYCHUETO C
Waskyra.

4.6 @DepTUaANTET, OPEMEHHOCT U KbpPMeHe

bpemennoct

JluricBaT KIMHAYHYU IaHHM OT yrorpebara Ha Waskyra npu Opemennn skeHu. He ca npoBexnanu
MIPOYYBAHUS 32 PENPOAYKTUBHA TOKCUYHOCT M TOKCHYHOCT 33 Pa3BUTHETO NPH KUBOTHHU C
€TYBETUANIEH aBTOTEMIIEIL.

OTpHULIATETHUAT PE3YJITAT OT CEPYMHHUS TECT 32 OPEMEHHOCT TPsIOBa J1a ObJIe MOTBBPACH IPEIH
HAYaJIOTO Ha BCEKH IMKBI HAa MOOWIIH3AIHS U TOBTOPHO MIOTBBP/ICH IIPEIN MUEII0a0IaTHBHO
KOHJIMLIUOHUPAHE.

JKenute ¢ nerepojieH MOTEHIIMAN U MBXKETe, CIOCOOHU /1a CTaHaT Oaiy, TpsOBa Ja U3IMoI3BaT
e(eKTUBHU METO/IH 32 KOHTPAIETIH OT HAYaJIOTO Ha MOOMIIM3AIKATA 10 Hali-MaJIKo 6 Mecera cien
MpIIaraHeTO Ha MUEI0a0IaTUBHO KOHIUITMOHUpaHe. Hampasere cripaBka u ¢ KpaTkara
XapaKTePUCTUKA Ha MPOJIYKTa 32 MOOUIU3AIMATA, IPEIBAPUTEITHOTO JICUCHHUE U JICKAPCTBCHUTE
MPOAYKTH 32 MHENI0a0IaTHBHO KOHAWIIMOHUPAHE.

Kopmene

He e u3BectHO naym Waskyra ce eKckpeTrpa B KbpMaTa Wil ce MIPEXBBPIIA Ha KbpMadeTo. Jiuncsat
JTAaHHU.

Kspmenero TpsOBa 1a ce mpeyCcTaHOBH 10 BpeMe Ha KOHAWIIMOHUPAHETO U MIPIIIOKEHNETO Ha
Waskyra nmopaau moTeHIIUaJIHUTE PUCKOBE, CBbP3aHH ¢ KOHAUIUOHUPAHETO.
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Pemenuero 3a kppMene cien jgeyenneTo ¢ Waskyra TpsaOBa qa 0b1e 00ChIEHO ¢ JeKyBallus Jekap,
KaTo Ce B3eMe MPeIBUA M03aTa OT KbPMEHETO 3a IETETO CHPSMO BCUUKU MOTSHLUATHN HEXETaH!
cr0uTHs 0T Waskyra vt OT OCHOBHOTO 3a00JIsIBaHe.

depTunurter

JluricBat naHHU OTHOCHO eektute Ha Waskyra Bbpxy doBemkus peprunurer. EQektute Bbpxy
MBKKHUS M )KEHCKHUS PEepTUIINTET HE ca OLCHSABAHU B IPOYUYBAHUS BBPXY KUBOTHH. Hanmyuu ca nanau
3a pucka oT 0e3IuIoIue IIpyu MHeI0abIaTuBHO KOHAUIMOHKpaHe. [lopanu ToBa ce nmpenopbuBa z1a ce
pasrienaTr Bb3MOXKHOCTH 3a 3ala3BaHe Ha (epTHITUTETa, KATO KPHOKOHCEPBAIHsI Ha criepMa HITH
AWLEKIETKH MPEaN JIEUEHUETO, aKO € Bb3MOXKHO.

4.7 EdexTn BbpXy cniocoOHOCTTA 32 mopupaHe U padoTa ¢ MaIIUHU

Waskyra He moBnusiBa criocoOHOCTTa 3a modupane u padora ¢ MamuHA. TpsOBa J1a ce B3eMe MpeIBuI
e(eKTHT OT Cpe/ICTBaTa 32 MOOWITM3AIUS M CPEJICTBATA 32 MUEI0a0IaTHBHO KOHAUIIMOHUPAHE BHPXY
CHoCcOOHOCTTA 32 I0(UpaHe WK paboTa C MaIIMHH.

4.8 HexelaHu JIeKAPCTBEHU PeaKIIUuN

O0600menue Ha npoduiia Ha OE30IaCHOCT

Jleuenuero ¢ Waskyra ce mpezmmecTBa OT MEIUITMHCKH HHTEPBEHIINN, a UMEHHO ChOMpaHe Ha
XEMOITOETUYHH CTBOJIOBH KIIETKH Upe3 MoOMIM3nupane Ha nepudepHa kpbB ¢ G-CSF ¢ mnepukcadop,
MOCTIeIBAaHO OT adepesa, MpeABapUTEIHO JiedeHue ¢ puTykcumMab (aHTu-CD20 MOHOKIOHATHO
AHTHUTSJIO) M KOHJUIIMOHUPAHE C HAMAJICHA HHTEH3UBHOCT, KOUTO HOCSAT CBOU COOCTBCHH PHCKOBE.
IIpu onenkara Ha Oe30macHOCTTA Ha JiedeHue ¢ Waskyra TpsiOBa J1a ce B3eMar IpeBua npoQuiIbT Ha
0e3omacHOCT ¥ HHPOPMAIHITA 32 JICKAPCTBECHUTE MPOJIYKTH, U3TIOJI3BAHU 32 MOOWIN3AIHs Ha
neprdepHa KpbB, MPEIBAPUTEITHO JICUSHIE W KOHIUITUOHNPAaHE C HaMaJeHa HHTSH3UBHOCT, B
JIOITBTHEHUE KbM PUCKOBETE, CBhP3aHU C TeHHATAa Teparusl.

Hexxenanute peakuuu ce IbIDKAT Ha PEXKUM Ha KOHIUIMOHUPAHE MPEIH JICUSHHETO (BKIIOYUTETHO
MoOMITH3aIMsi/JIeBKoadepe3a) U YCIOBHATA Ha MSICTOTO Ha MPHIIOKEeHUE (MH(EKINs, CBbp3aHa C

YCTPOMCTBOTO, KPHBOU3JIMB Ha MACTOTO Ha KaTeThpa, KOMTO ce ChoOIIaBa MHOTO YECTO).

TabnanyeH cCnuchK Ha HEXKEITAHUTES PEAKIIMU

be3omacrocrTa Ha Waskyra e ornieHena mpu 28 maruent ¢ WAS. Meaunanara Ha TPOIBIDKATETHOCT
Ha mpociensBaHeTo € 5,67 ronunu (auanazon: 0,37—13,26 rogunn).

Karo ce uma OpeaABU MaJIKaTa NOITyJIalys IMAIUCHTHU, HCIKCIIAHUTE PCAKIINU B Ta6J'II/ILIaTa Mo-A0J1y HE
JAaBaT II'bJIHA IPCJACTaBa 3a €CTECCTBOTO U YECTOTATA HA TE3U CHLOUTHS.

Hesxenanute peakiuu ca n30poeHU MO-I0ITy CIIOpe Kiacu(UKanusTa 10 CUCTEMO-OpTraHeH Kilac Ha
MedDRA u no yectota. HecToTuTe ca onpeneieHu karo: MHOTO yecTd (> 1/10) u yectu (> 1/100 u
<1/10).

Tabauna 1 Hesxkenanu peakiuuu, CBbp3aHu ¢ MoOuiIu3amnusi/adgepe3a u mpeamiecTBaIlo JedeHue
(G-CSF = niepukcadop, purykcuman)

CucreMo-oprasHeH Kjaac MHoro yecTn Yectn
WNudexun u nabecTarmm WNudexmus ¢ Aspergillus
['pun

WHupexnnn Ha MMKOYHUTE ITHTHUINA
IlceBnoMoHaleH cercuc
ACHI/Ipa]_[I/IOHHa ITHCBMOHUSA
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CucreMo-opraHeH Kjiac

MHoro yect

YecTn

Hapymenus Ha kpbBTa 1
muM¢HaTa CHCTEMa

Anemus

Hapymenns Ha umyHHaTa
cucremMa

CBPBXUYBCTBUTEITHOCT KbM
JIEKapCTBOTO

CroMantHo-4peBHI
HapyIICHUS

Cromatur

Kopemna 60mka
XeMoparnyHa auapus
K®pBene ot ropHara yact Ha
CTOMAITHO-YPEBHUS TPAKT
IlogyBaHne Ha yCTHUTE

Ha MsACTOTO HA NPHUIIOKCHUEC

Hapymenus Ha koxxara 1 Eputem
MOJTKO’KHATA ThKaH
OO0 HapyIIeHHUS U ePEKTH [Mupexcus

Tadauua 2 HexxenlaHu peakuuu, IPUNMCBAHU HA CXeMAa HA KOHAUIMOHMPAHE ¢ HAMAaJIeHa
HHTEeH3UBHOCT (0ycyJdan u dayrapadbun)

CI/ICTeMO-OpFaHeH KJ1ac

MHuoro yectu

YecTn

Hapymenus Ha KpbBTa 1
nuMdHaTa cucremMa

Heyrponenus
TpoMOOTHYHA MUKPOAHTHOTIATHS

Cba0BU HapyIIeHUsS

Mok

CromairHo-4peBHI
HapyLIEHUs

CroMmatut

IToBpbIane
Adro3Ha s13Ba

XenatoOuIuapHu HapyIIeHHs

BeHookity3uBHa 00JIECT Ha YEPHUS
po0

Hapymenus Ha koxaTa U
MOJIKOKHATA ThKaH

Yprukapus

OO6mu HapyIeHus U eheKTH
Ha MSACTOTO Ha MPUJIOKECHUE

Br3manenue Ha nuraBumna

WzcnenBanus

[ToBueHn yepHOAPOOHU EH3UMHU

HapaHHBaHI/ISI, OTpaBsAHUA U
YCIIO0XHCHUS, Bb3HUKHAJIN B
PE3YJITAT HAa UHTCPBCHIIUN

Tpancdysnonna peakuus

MHoro 4ecTo choOIaBaHK PeaKIMK Ha MSACTOTO Ha MPUIIOKEHHUE ca: HHPEKINH, CBbP3aHH C

YCTpOﬁCTBOTO, " KPBbBOM3JIMB HAa MACTOTO Ha KaTCThpa.

Cpo0111aBaHe HA TOI03MPAHN HEXKEIIAHH PEAKIINN

Cro0ImaBaHeTo Ha TIOJO3MPAHU HEeXKEIIaH! PEaKuy CIie/l pa3peliaBaHe 3a yrnorpeda Ha JIeKapCTBEHUS
MPOIYKT € BaKHO. ToBa IMO3BOJIABA [1a TIPOIBIDKH HAOIIOIEHHETO Ha CHOTHOIIIEHUETO TOJI3a/PHCK 32
JIEKapCTBEHUA MPOIyKT. OT MEIUIIMHCKUTE CTICIIMATIUCTH CE M3UCKBA J1a CHOOIIaBaT BCAKA
MOJI03UpPaHa HEKETaHa PeaKIns Ype3 HAIIMOHAIHATA CHCTEMa 3a ChOOIaBaHe, TOCOYCHA B

Ilpunoxenue V.

4.9 Ilpeno3upane

JlurcBar aHHW OT KIMHWYHHU M3MHUTBAHUS 3a Tipefo3upane Ha Waskyra.

5. ®APMAKOJIOTUYHHA CBOMCTBA

5.1 ®apmakoguHAMHYHM CBONCTBA



https://www.ema.europa.eu/documents/template-form/qrd-appendix-v-adverse-drug-reaction-reporting-details_en.docx

dapmakoTepaneBTHYHA Ipyma: Bee omie He e onpeaenena, ATC kox: Bee olle He € ONpeescH

MexaHus3bsM Ha IEUCTBHUE

ETyBeTHIMreH aBTOTEMIIEN € F€HHA TEPAIKS C eX Vivo TeHETHIHO MoAU(uUIMpany aBToaoxau CD34"
XEMOIOETHYHH CTBOJIOBH M IIPOT€HUTOPHY KiIeTKH. ABTos0okHHTe CD34" XeMONOETHYHY CTBOJIOBH
nporenutopuu kietku (HSPC) ce oboratsBaT oT MoOwIn3Mpana nepudepHa KpbB OT HallMeHTa U Ce
TpaHCAyuupar ¢ JeHTuBupyceH Bekrop (LVV), koiiTo BbBekIa €JHO UK MTOBEYE KOTHS OT
KOMIUTEMEHTapHa Jle30KcuprdOonykienHoBa kucennHa (kormu/{HK) Ha goBemkns cuaapom Ha
Wiskott-Aldrich (WAS) B reHoMa Ha KJieTKarta, KaTo oMara Ha TeHeTHYHO MOJAN(MUIIMPAHUTE KIICTKH
Ja ekcnpecupat pyHKunoHaneH npotenH WAS. Cnen npuiioskeHre rTeHeTHIHO MOTUPHUIIUPAHUTE
KIIETKH C€ MHTETPHUPAT U PETIONYIHpaT B XeMOITOSTUIHHS KOMIIAPTUMEHT. Te3u reHeTHaHO
MOAU(UITIPAHN KIIETKH, ChAbpKaIH Kopurupanus nporens WAS (WASP), ce nudepennmpat u
NPOU3BEKAAT OMOJIOTMYHO AKTUBHH TUM(OUTHA U MUEIOUTHH TPOTEHUTOPH, YHETO TOTOMCTBO
excrpecupa nporeuHa WAS.

Kimmanuna eduxacHoct

Edukacaocrra Ha Waskyra e orieHeHa B KJIMHHYHA ITporpaMa 3a pa3padoTBaHe, KOSITO BKIIFOUBA TAHHU
0T 001110 27 MaleHTH, JIGKYBaHH B KIIMHUYHO U3MHUTBaHE C TPSCHO MPUTOTBEH JICKAPCTBEH ChCTAB

(n = 8), KTMHUYHO U3NUTBaHE C KPMOKOHCEPBUPAH JIeKapcTBEH cheTaB (n = 10) u manueHTH, JeKyBaHU
C MPSICHO MIPUTOTBEH JIEKAPCTBEH CHCTAaB B pAMKHUTE Ha IIPOTrpaMa 3a ChCTpajgaTelna yrnorpeda
(compassionate use program, CUP) u 6omanaan m3kmouenus (Hospital Exemptions, HE), Hapuaann
3aeaHo ,,[Iporpama 3a pasmmpen noctsi (as Expanded Access Program, EAP) (HE, n = 3; u CUP,
n=0).

IIpoyusane OTL-103-4

OcHOBHHTE J0Ka3aTcJICTBaA 3a G(I)I/IKaCHOC’ITa Ca OT TOBAa KIMHUYHO U3NUTBAHEC, IIPHU KOCTO 10
ManyeHTH Ca JICKYBAaHU C CTYBCTHIUTCH aBTOTEMIICII. Bewnuku 10 Y4aCTHUIU Ca ITPpEMUHAIIN
MpocC/ICaAsABAHC MOHC CIIC/ 2 TOAWHU, KaTO OCEM YHYAaCTHHUIHU Ca NPEMHUHAIN NPOCICASABAHE CIIC
3 TOAWHHA. Illectnma Y4aCTHUIU Ca IIPEMUHAJIN MMOCCIICHUC 3a IPOCICAABAHE CIIC 5 TOAWHH.

[NanmenTrTe ca OMIM MOJAXOISIIHN, aKO ca UManu Auaruno3a WAS, onpezesneHa upes3 reHeTHIHa
MYyTAaIus, ¥ TIOHE €AMH OT CIICTHUTE KPUTSPUH: a) TekKa MyTaruss WAS, 0) nurca Ha ekcrpecrs Ha
nporenHa Ha cuHzapoma Ha Wiskott-Aldrich (WASP), B) TexbK KIMHUYEH CKOpP (KJIMHUYEH CKOP IO
Zhu > 3) 1 auIIca Ha TOHOP C WACHTHYEH YOBEILKH JIEBKOLIUTEH aHTUT'eH 3a TpaHcIuianTanus Ha XCK.

I'ennarta myTarmust WAS e kmacudunmpaHa KaTo TeXKa TPy BCUYKH YIaCTHUIM C U3KITIOYSHAE Ha
eII1H, 32 KOWTO TeKEeCTTa Ha MyTaIlisITa HE € U3BECTHA. BCUYKYM yYacTHUIM ca MMalld aHAMHe3a 3a
€NU30/I1 Ha KbpPBEHE, peluuBupaIia nHQeKIus 1 3200 IBaHusI Ha KOXKaTa.

OT nmpoy4BaHHATA Ca W3KIIOYEHH MAlMEHTH C KPaeH CTaAnii Ha OpraHHa AUCQYHKINS, TeKKA aKTHBHA
WHQEKIUS, KOATO HE Ce MOBJIHABA OT JICUSHUE WITH JIPYTO TEKKO 3a00IsIBAHE WITH KITMHIUYHO
CHCTOSTHHE, 3]I0KaUeCTBEHA HEOIUIa3us (C U3KIII0OUEHUE Ha JIOKAJICH paK Ha KOXKara) Wiu
JOKyMEHTHpaHa aHaMHE3a 3a HACIEICTBEH CHHAPOM Ha paK; MUEIOAUCIIIA3US, IUTOT€HETUIHI
IMPOMEHU, XapaKTCPHU 3a MUCTIOAUCIIACTUYCH CUHAPOM M OCTpa MUCJIONHA JICBKEMUA, WU APYTHU
CEPUO3HU XEMAaTOJIOTHYHHU 3a00JIIBaHUS.

Ot npoyuBaHHATa ca U3KJIIOUYEHH MMALUEHTH ¢ IPEeaX0AHa aloreHHa TpaHcianTanusa Ha XCK ¢
JIOKa3aTeJICTBA 3a OCTATHYHM KIIETKH C MIPOU3X0[ OT JoHOpa niK npenuimna GT, KakTo ¥ MalueHTH ¢
JOKyMEHTHpaHa HH(eKuus ¢ yoBewku umyHoaedumurex supyc (HIV) (monoxurenna PHK na HIV
W/WITY aHTH-p24 aHTUTENA).

Pesynmamu
Ilvpeuuna kpaiina mouxa
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[IppBuYHUTE KpaiiHU TOYKH ca OWIIM TOJUINHATA YECTOTA Ha TeKKH WHpeKnuu oT 6 1o 18 mecena
cnen GT B cpaBHenue ¢ 1 roguna npeau GT u rogumiHaTa 4eCTOTa HA YMEPEHU U TEXKKU
kpbBom3uBY 10 1 roguna cien GT B cpaBHenue ¢ 1 ronuna npeau GT. [IpoleHTHT Ha chOUTHSATA €
W3YHUCIIEH KaTO OpO¥ ChOUTHS Tpe3 OT/ICITHUTE YOBEKOTOIMHU HAOIIOICHUE.

Teorcku unghexyuu: CpeTHOTOAULTHUAT MPOLCHT Ha TEKKU MH(EKUUN HamamsiBa oT 2,40 Ha
4oBeKOrouHa Habmoierne (person-year of observation, PYO) npe3 12-te mecena npeau nH}y3usiTa
Ha Waskyra 1o 0,20 va PYO npe3 6—18-te mecena ciex Waskyra. Bcuuku Texku HHQEKINH ca OT
creneH 3 ceriaacHo OONUTE TEPMHUHOJIOTHYHA KPUTEPHUH 3a Hexkenanu cronutrs (Common
Terminology Criteria for Adverse Events, CTCAE).

Ymepenu u mesicxu enuzoou na kvpsene: KoMOMHUpaHaTa TOAUIIHA YECTOTA HA YMEPEHHU U TEKKU
CcHOUTHS, CBBP3aHH ¢ KbpBeHe, € HaMmaisuia ot 0,90 cxOutust Ha PYO npe3 12-te mMecera npeau
undysusata ¢ Waskyra 1o 0,30 cs6utus Ha PYO npe3 mepeute 12 mecena cnen Waskyra. [pu equn
MMaIACHT € CHOOIIEHO 32 €THO TEXKKO ChOUTHE Ha KbPBEHE (XEMOparndHa Tuapus) B paMKUTE Ha

> 3 TOIMHHU.

OCHOBHH BTOPHYHH KpaliHU TOYKH 32 €(UKACHOCT:
Obwa npescussiemocm: Benukute 10 yqacTHHIM ca OWIIH )KUBHU ChC CpPETHA MPOIBIDKATEITHOCT Ha
npocnensBade 5,02 rogunn (B AuanazoHa 2,32—>5,43 roauHn).

L oouwen npoyenm Ha medcku uHeKyuu u yMepeHu U mejicku enu3oou Ha Kbpeere Ha 2-ma u 3-ma
200UHa ciied jieyenuemo

lNopumnaTa yectora Ha TexKUTE MHPEKINU e Hamasa oT 2,40 Ha YOBEeKOTOAMHA HAOII0ACHUE
(PYO) mpe3 12-te mecena npeau nadpysusta 10 0,10 va PYO npe3 1-Ta u 2-ta ronuna ciies
nHapy3uara u 1o 0 mpes 2-ta u 3-ta roguHa ciex Waskyra.

KomOnHMpaHaTa roauIHa 9eCTOTa Ha YMEPEHH U TeXKKH CclTydad Ha KbpBeHe HamasiBa ot 0,90
cpoutus Ha PYO mpe3 12-te mecena npeau uadysusata 10 0,20 cxbutus Ha PYO npe3 1-ta u 2-ta
roauna cuen Waskyra u 0 cs0uts Ha PYO npe3 2-ta u 3-ta roguna cnen Waskyra.

HuTerpupan anajgus Ha BCUYKH JIEKYBAHU NAIIMEHTH

M3BBpIeH € HHTETPUPAH aHATN3 Ha JaHHUTE OT ABeTe KmHnYHN n3nutBanus (TIGET-WAS u
OTL-103-4) u nanmenTuTe, ekyBanu B EAP, 3a n1a ce olleHH msiocTHaTa KIMHUYHA e(pUKACHOCT Ha
Waskyra. [Tomynamusita 3a ToO34 aHaIl3 BKIOYBA BCUYKUTE 27 YYaCTHUIIHM, KOUTO Ca BKIIFOUCHH U
nexyBanu ¢ Waskyra.

Xapaxmepucmuxu na nayuenma

B oburaTa momyanus 3a MHTETPUPAHUS aHAINU3 Bb3pacTTa Ha YYacTHUIUTE KbM MoMeHTa Ha GT
Bapupa oT 1,0 1o 35,1 roguau. OceMHazeceT yyacTHHUIIM ca Ha Bb3pacT < 5 TOJUHH, a IEBET ca

> 5 ronMHM, OT KOUTO JiBaMa Bb3pacTHH, BKItoueHu B EAP. B 3aBucuMocT oT npoy4BaHeTo,
BB3pACcTOBUSAT nuana3on e oun 1,1—12.4 roquau B mpoyuBaneto Tiget-WAS, 1—9 ronguau 8 OTL-
103-4 n 1,4—35,1 roguau B EAP.

I'ennara myTanus Ha WAS e knacuuimpana KaTo TexKa Ipu 22 YYacTHUIM U C HEM3BECTHA TEKECT
[P OCTAaHAINTE MeTHMa YYacTHHUIU. /[BafieceT U IeCT y4acTHUIM Ca UMAJTH TeXKN KIMHUYHH
xapakrepuctuku Ha WAS cbe ckop o Zhu > 3,0 Ha U3X0IHOTO HHBO, a 33 €IMH YIaCTHHUK C MO-JIEKH
KIIMHUYHU XapaKTepUCTHKH (CKop 1o Zhu ot 2,0) e ycTaHOBEHO, 4e UMa TeKKa MyTarus Ha WAS.

Tlpunosicenue na Waskyra

[punoskenuTe 1034 Bapupat mMexay 7,0 u 31,0 CD34+ knerku 10°/kg. Menuanata Ha 103ata B
u3nutBaHeTo TIGET-WAS e no-Hucka, otkonkoto B uznuteanero OTL-103-4 u EAP. IIpu 5
yuactaunm B TIGET-WAS xieThueH H3TOUHUK 3a JIeKapcTBeHUs MpoaykT 3a GT e momydeH ot
cbhOMpaHe Ha KOCTeH MO3bK. MoOunu3upanara nepudepHa KpbB, OT KOSTO CE MOTy4aBaT MO-TOJsIM

15



Opoii kieTku, ¢ n3TouHUKLT Ha CD34+ kitetku npu ocrananmte manueHTd B TIGET-WAS u B

n3nutBaneto OTL-103-4 u EAP.

Pezyrimamu
Tlvpeuunu kpaiinu mouxu

[IspBUYHUTE KpaliHU LM 3a MHTETPUPAHUS aHAJIU3 ca 00IIaTa MPeKUBAEMOCT U MPOLIEHTHT Ha
TEXKUTE HHPEKIMH U MPOIEHTHT HA YMEPEHUTE U TEXKKHUTE CITydan Ha KbPBEHE.

Obwa npesicussiemocm: KaTo 110 NpoabKUTETHOCTTA HAa IPOCTIEASIBAHETO IPU BCHUKU

26 npexuBeny ydacTHUIM Bapupa ot 2,31 1o 13,26 rogunu. OO611 MpoLeHT Ha npexxuBseMocT 96 %
(95 % CI: 82—99 %) e nabmogaBan cnen jgedeHnero ¢ Waskyra. EnvuH Bp3pacTeH y4acTHUK, JIEKyBaH
B EAP, ymupa B pesynrat Ha paranno SAE, koeto He e cBbp3ano ¢ Waskyra.

Teoicku unghexyuu: I'onuHaTa 4ecToTa Ha TeXKUTe HH(eKny e Hamaisuia ot 2,00 cirydas Ha
yoBekoroauHa HaomoaeHne (PYO) mpe3 12-te mecena npean napysusata ¢ Waskyra go 0,12 npes 2-

Ta u 3-Ta roauHa cien Waskyra.

Ymepenu u meorcku cvOumus Ha KbpeeHne. KOM6I/IHI/IpaHaTa rogvmiHa 4€CToTa Ha YMEPCHHU U TCKKHU

CcHOUTHSI Ha KbpBeHE ¢ Hamaisuta oT 2,00 cirydas Ha goBekoroauHa Habmonenne (PYO) npes 12-te

mecerna nipeau GT go 0,16 cydas Ha PYO mipe3 2-ta u 3-ta ronuna cnex Waskyra.

Tadauua 3: UaTerpupan anaau3: ['oauieH NPOLEHT HA Te:KKU MHGEKIUM U NPOLEHT Ha

MepeHH/TeKKH ChONTHSI HA KbPBeHe
Texku nundexunu IIpenn 6—18 mecena 1—2 roauuu 2—3 roguHu
JIe4eHUEeTo
IN=27) (N =26) (N =26) (N =26)
YoBeKOrouHu HaOIIIOIEHHE 26,99 26,08 25,98 24,97
Bpoii (%) Ha ydacTHUIIHTE C TEKKA 19 (70,4) 4 (15,4) 4 (15,4) 3(1L5)
nHpexms
Bpoii Ha TexkuTe HHPEKIHH 54 (2,001) 4 (0,154) 4(0,154) 3(0,120)

(uecrora)

95 % moBepuTeNneH HHTEpPBAT Ha

yecrorara

1,5033—2,6110

0,0418—0,3931

0,0419—0,3942

0,0248—0,3511

(gecroTa)

‘YMepeHu + TeKKH CbOUTHA HA Hpean 0—12 mecena 1—2 ropunn 2—3 rogunu
KbpPBeHe JICYEHHETO

N=27) N=27) (N=26) (N=26)
YoBeKOrouHu HaOIIIOIEHHE 26,99 26,35 25,98 24,97
Bpoii (%) Ha yyacTHUIIUTE CBC 19 (70,4) 10 (37,0) 3(11,5) 2(7,7)
cHOUTHE, CBBP3aHO C KbPBEHE
Bpoii Ha crOnTHATA HAa KEPBEHE 54 (2,001) 21(0,797) 4(0,154) 4 (0,160)

95 % noBepuTeneH UHTEPBA Ha
4eCcToTaTa

1,5033—2,6110

0,4933—1,2182

0,0419—0,3942

0,0436, 0,4102

Bmopuunu kpavinu mouxu

YeroitunBo 1 cTaOMITHO TpaHCIUIaHTHpaHe (TIpHcaXKaaHe) Ha TCHHO KOPUTHPAHU KICTKH €
HabogaBaHo oT 1-us Mecell ciie]] eTHOKPaTHOTO NpuiioskeHue Ha Waskyra u pe3 1enust mepuoJt Ha
npociensBaHe Cle] ICYSHUETO IPU BCUYKH OLIEHEHH yJacTHUIH (n = 26) ¢ IeproA Ha MPOCIIeAsBaHe
Mmexay 2 u 9 rogunu cien rearara tepanus (GT). Benuku yyacTHUIM ca oOKa3aill 3HAYUTEIIHO
yBenn4eHne Ha excrpecusata Ha WASP B TpomOonuTnTe 11 TMMQOIUTHTE, KAKTO M yBEINYEHHE HA
Opos Ha TpoMOoUUTHTE 1 TOJ00peHa QYHKIMOHAIHOCT Ha T-KJIeTKUTE.




5.2 ®dapmMakoKMHETHYHM CBONCTBA

Waskyra e iekapcTBeH MPOAYKT 3a TeHHA TEPaIs, ChCTOSII CE OT aBTOJO0KHHU KJIETKH, KOUTO ca
TCHETUYHO MOTU(UIpanu ex vivo. EcrecTBoro Ha Waskyra e TakoBa, ue KOHBCHIIMOHATHUTE
MpOoy4YBaHUs Ha (DapMaKOKHMHETHKATa, abcopOuusATa, pasnpeaeieHueTo, MeTadoIu3Ma 1 OTASISTHETO
HE ca MPIIOKUMHU.

5.3 IlpeakJMHUYHU JAHHHU 32 0€30MACHOCT

ITopanu ectectBoTo Ha Waskyra He € IpHIOKHMa CTaHAApPTHA TOKCUKOJIOTHYHA OIlEHKa U He ca
MIPOBEX/IaHU KOHBEHLIMOHAJIHY NTPOYYBAHHUS 32 MyTareHHOCT, KaHI[EPOT€HHOCT U pENpOAYKTUBHA
TOKCHUYHOCT U TOKCHYHOCT 32 Pa3BUTHETO.

dapmakonorusiTa, TOKCUKOJIOTHATa U TEHOTOKCHYHOCTTa HAa Waskyra ca oLeHeHu in vitro ¥ in vivo.
[lopanu nu3zaitna Ha nentuBupycHus Bektop (LVV) nHa WAS u 3aBucHMOCTTa OT ChbBMECTHATa
eKCIIpecHs Ha APYTH B3aUMOJICHCTBAIIN ITPOTEHHH, IPOTEHHHT HA WAS He ce CBpBXEKCIIpecHpa,
JIOpH TIpH BUCOK Opoii komwmst Ha BekTopa (vector copy numbers ,VCN). CnenoBateiaHo He €
HaOII0/1aBaHa TOKCUYHOCT B Pe3yJITaT Ha CBPBbXEKCIPECHS Ha MIPOTEHHA.

[Ipoy4uBaHus 32 TOKCHYHOCT ca MPOBEACHH in Vivo B 1Ba pa3nunyHi WAS HOKayT MUIIN MOJiena, Ha
KOHTO ca TpaHCIUIaHTUpaHu Lin-knetku, Tpancayuupanu ¢ WAS LVV. Tesu npoy4uBaHus oKa3Bat
HOPMAJIHO MpHCAXIaHe, TnpepeHInays U 3a1bpKane Ha JIUMGPOUIHUTE ThKaHU 0e3 HexKeJlaH
KJIIMHUYHU TPU3HAIM, CMBPTHOCT U ATOJIOTHYHY TPOMEHH, CBBP3aHM ¢ MHTErpupaHeTo Ha WAS
LVV. B HUTO €11H OT MOJIEJIUTE HE € UMAJIO TOKCUYHOCT UJIM YBEIMYEHNUE HAa TYMOPUT€HE3aTa.

6. DOAPMAIEBTUYHU JAHHAN

6.1 Chnucbk Ha NOMOIIHHUTE BelleCTBa

Hdumetnn cyndoxcun

Hatpues xnopun

PastBop Ha yoBewmIKH anOyMuH

6.2 HecbBMECTHMOCTH

[Ipu nunca Ha MpoyYBaHUS 32 HECHBMECTUMOCTH TO3H JIEKapCTBEH MPOIYKT HE TPSIOBa /1a CE CMeCBa C
JPYTH JIEKapCTBEHH MPOIYKTH.

6.3 Cpok Ha rogHocCT

6 Mecena.

Crnen pa3mpassiBaHe: MaKCHMyM 2 daca Ipu craiiHa temmeparypa (20 °C—25 °C). 3a npoaykTu ¢
KoHueHTpamus 2 X 10°k1eTkn/ml, MakCMMaJIHOTO BpeMe IIpH CTaifHa TeMIlepaTypa TpsoBa ja Obe
45 MUHYTH.

6.4 CrhenuajaHu ycJI10BHMA Ha CbXpaHeHHe

Nudy3nonnnte cakoBe Waskyra TpsiOBa 11a ce CbxpaHsIBaT B apHaTta (a3a Ha TeUeH a30T

(<—130 °C) u ga octaHaT 3aMpa3eHH, JOKaTO MAI[MEHTHT Ob/Ie TOTOB 3a JIEUEHUETO, 3a JIa CE
rapaHTupa HaJIMYUETO Ha KU3HECTIOCOOHH KIICTKH 32 IPUIIOKEHHE Ha MalUeHTa.

CoxpansiBaiite undysuonuus(ute) cak(ope) B MeTanHara(ure) kacera(n). He pasneuarBaiite
OIMaKOBBbYHATA TOPOMYKA MPEIH pasMpassiBaHe. Pa3MpaszeHusIT tekapcTBEH MPOAYKT HE TPpsiOBa aa ce

3aMpa3ssiBa [OBTOPHO.
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3a ycioBUsTa Ha ChXPaHEHUE CJe/ pa3MpassiBaHe Ha JIEKAPCTBEHUS MPOIYKT BUXKTE TOUKa 6.3.
6.5 Buau chabp:kaHue HA ONMAKOBKATA

50 ml uHdy3moHeH cak oT eTwieH-BuHMIaneTat (EVA), cHa0/eH ¢ 1Ba cnaiik mopra, B OlaKOBbhYHA
topOnuka oT EVA, mocTaBeH B MeTaJlHa Kacera.

Waskyra ce u3npaia oT mpou3BOACTBEHUTE 0a31 10 CHOPBKEHUETO 32 ChXpaHEHHE B JICUSOHUS
LIEHTHP B Cpe/ia Ha KPUOTEHHO ChXPaHEHHE, KOATO MOXKE Jja ChIbPiKA HIKOJIKO METATHU KaceTH,
MpeaHa3HA4YeH! 32 eIUH TalueHT.

Bcesika MetanHa kacera chabpKa eauH HHQY3HoHeH cak Waskyra.

6.6 CrnenuajaHu npeana3Hu MepKH NPH U3XBHPJIsIHEe U padoTa

HDGI[Ha?,HI/I MCEPKH IIPEIn pa60Ta ChC MJIN MMPUITIOKCHHUEC HA JICKAPCTBCHUA MMPOAYKT

Waskyra Tps6Ba 11a ce TpaHCIIOpTHpPA B JICUEOHOTO 3aBE/ICHNE B 3aTBOPEHH, YCTOWUMBH Ha CIYIIBAHE U
NPOTUYAHE OMAKOBKH.

e To3u JekapcTBEH NPOAYKT ChABPKA FTEHETHYHO MOAU(UIIMPAHH YOBEIIKM KPbBHH KIIETKH.
MeauIuHCKATE CIIEIUAaINCTH, KOUTO padoTst ¢ Waskyra, TpssOBa 1a B3eMaT MOAXO/ISIIN
NpeAna3Hu MEpKH (J1a HOCAT PhKaBUIIM, 3aIIUTHO OOJIEKIIO U Mpeana3Hu OYniia), 3a 1a ce N30erne
NOTCHLIUAIHO NpeAaBaHe Ha MH(EKINO3HU 3200 IIBaHHS.

e  Waskyra Tpsi0Ba na ce cpxpansBa npu < — 130 °C mpe3 15510TO BpeMe, T0KaTO ChAbPKaHUETO Ha
caka He ce pa3Mpasu 3a HHQy3usl.

OHDC}ICJ’ISIHC Ha J03aTa, KOATO IIC CC INPHUIIOXKH

e TpsaOBa BHUMATEIHO Aa ce 0OMuCIN 00eMbT Ha MH(Y3UATa BBB Bph3Ka ¢ Bb3PacTTa U TETJI0TO Ha
nanuenTta. Koraro nozata Waskyra, kosiTo TpsiOBa J1a ce IpHIIOKH, IPEACTABIISIBA TIOBEYE OT S1H
cak, peiu BIUBAHETO TPsOBa J1a O'bJE CUTYPHO, Y€ 00EMBT Ha JICKAPCTBEHUS MPOYKT, KOUTO
TpsIOBA Ja ce Biiee, ChOTBETCTBA Ha IpemopbunTeaHus JIUMHAT 3a JIMCO, T.e. o0mmsT 06eM Ha
npunaranus JJMCO Tpsa6Ba na ocrane < 1 % oT u3uncieHus mwiasMeH o0eM Ha MalueHTa.
CrnenoBatennHo MakcuMaHuAT o0eM Waskyra, KOHTO TpsOBa J1a ce MPUIIOKHU, TPAOBaA J1a OCTaHe <
20 % ot u3uncIeHns 1a3MeH 00eM Ha manueHTa (Bx. Touka 4.4).

IHoxroroska 3a uHdy3uaTa

o 3a eJMH MaIMeHT MOXKE JIa UMa HAKOJIKO HH(Y3UOHHU caka. Bceku nH(Y3MOHEH cak ce
MPEIOCTaBs B OMIAKOBBYHA TOPOMYKA, KOSTO € MOCTaBeHA B METaHA KaceTa.

o Bceku onakoBaH nH(pY3HMOHEH Cak TPsAOBa J]a ce ChXpaHsBa B METaJIHATa KaceTa B mapHaTa (asza
Ha TedeH azot npu < — 130°C, mo MOMeHTa Ha pa3Mpa3siBaHe U HHPY3HUS.

o IMpoBepeTe BcUkn MHGOY3UOHHH CAKOBE M MTOTBBPJICTE, Ye BCEKH MH(Y3UOHEH CaK € B pAMKHUTE

Ha CpOKa Ha I'OJHOCT.

IIpoBepka npeau pasMpassiBaHe

o He u3BakmaiiTe MeTaaHaTa KaceTa OT cpeara Ha KpHOTEHHO ChXPaHEHUE U HE pa3MpassiBaiiTe
Waskyra, 1okaTo manueHThT He € TOTOB 3a BiuBaHe. Tps0OBa 1a ce KOOpAWHHPa BPEMETO Ha
pasmpassiBaHe Ha nHPY3HOHHUs(UTE) cak(oBe), chabpkam(n) Waskyra, u undysusra.
[ToTBBpAETE MpPEnBAPUTETHO BpEMETO Ha HHDY3HUITA U afalTHpaiTe HaYaJI0To Ha
pa3Mpa3sBaHETO, TaKa 4e JICKapCTBEHHAT MPOIYKT J1a € TOTOB 32 HH(Y3HUs, KOTaTo HAlMEHTHT €
TOTOB.

o OTBopeTe MeTaHaTa KaceTa U MpoBepeTe TOpOMUKaTa 3a OrakoBaHe ¥ HH(Y3HOHHUS CaK 3a
HapyllaBaHe Ha [eJ0CTTa Ipear pa3MpassiBaHe. AKO 1ajeH HH(Y3HOHEH Cak € OBPEIeH,
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clieBaliTe MECTHUTE yKa3aHUs 3a OOpaBeHe C OTMAbIM OT MATEPUAT OT YOBEUIKH MPOU3XOI U
He3a0aBHO Ce CBBPKETE ¢ MPUTEKATENSI HA Pa3pelICHUETO 3a ynoTpeoa.

IMpeau pasmpazsiBaneto Ha Waskyra TpsOBa Ja ce MPOBEPH JajH CAMOJIMYHOCTTA Ha MAI[EeHTA
ChbBIIaga C YHUKAJIHUTEC JaHHU 3a IMallME€HTa, IIOCOUYCHN Ha CTUKCTUTEC HA OllaKOBKaTa, U B
uHpopManoHHus ucT 3a maprugara (LIS). Waskyra e npeHazHadeH camo 3a aBTOJI0XKHA
ynotpeba. He pa3smpassBaiite u He BiuBaiite Waskyra, ako nHbopmaIusTa 3a KOHKpETeH
MAIMCHT Ha €TUKETa BbPXY HH(QY3HMOHHUS CaK HE OTTOBApPSI Ha MpeBUACHU marueHT. O0nmsr
Opoii Ha MHGY3NOHHUTE CAKOBE, KOUTO TPAOBa Ja Ce MPUIIOKAT, CHIO TPsOBa ga OBbae
MOTBBPICH ChC CIICIU(PUIHNUTE 32 MAIMEHTA JaHHH B HHPOPMAI[HOHHHUS JIUCT 33 MapTHIaTa
(LIS).

Pa3mpassBane

Crnen BHUMATETHO U3BaKAAHE OT METalTHATa KaceTa, pa3Mpasere HHPY3HOHHHS CaK B HEroBaTa
3amedaTaHa ONMakoBb4HA TopOuuka npu 37 °C B ypen 3a KOHTPOJIMPAHO pa3MpassiBaHe, 10KaTo B
MH(Y3UOHHUS CaK HE OCTaHE BUAUM JIe].

Cren mbIHOTO pa3MpassiBaHe CaKkbT TPsOBa Ja ce U3BaaM BEJHAra OT Pa3MpassiBalioTo
ycrpoiictBo. [IpenoppuBa ce Waskyra n1a ce mpuitosku He3a0aBHO ClIel KATO pa3Mpas3siBaHETO
MPUKJIIIOYH, 33 [a Ce 3aIa3u KU3HECTIOCOOHOCTTA Ha KJIETKUTE B MpoayKTa. [Ipuioxkenuero
TpsiOBa fa ObJIC 3aBBPIICHO B PAMKUTE Ha 2 yaca 0T MOMEHTa Ha pa3MpassiBaHe.
OrmakoBbYHAaTa TOPOWYKA TPSOBA a c€ OTBOPHU BHUMATEITHO, 32 JIa CE M3BaI HHOY3UOHHUAT
cak, KoiTo TpsiOBa 11a ce chbXpaHsBa IpH cTaitHa Temnepatypa (20 °C—25 °C) no MomMeHTa Ha
uHQy3uaTa. BHUMaTenHO pa3MaukaliTe HHPY3HMOHHUS CaK, 32 Jla pecyCleHANpaTe pa3TBopa.
CobabpxaHueTo Ha HH(QY3UOHHUS cak TpsiOBa 1a ce MPOBEPH 3a OCTAHAIM BUANMH KICThYHU
arperatu. Mankure Oy4KH KJIEThUEH MaTepual TpsAOBa Aa ce JUCIeprupar 4pes JEKO PhYHO
cMmecBaHe. He pasknamaiite caka.

WNHdy3noHHUAT cak He TpsAOBa Aa ce Mue, Aa ce 00pblna 00paTHO, Ja ce B3eMaT MPOOH OT HETOo
W/UIU [1a ce pecyCIeHnpa B HOBa cpefia Ipean HHQY3HsL.

Waskyra He TpsiOBa na ce 00/1puUBa, Thil KaTO 00JIBUBAHETO MOJKE J1a IOBEJE IO MHAKTUBUPAHE
Ha IIPOAYKTA.

AKo 3a 703aTa 32 JIeYCHUE Ha MALMEeHTa € IPEAOCTaBEH M0BeUe OT eUH MH(Y3HOHEH Cak,
CJICABALIMAT CaK TPIOBa Jla ce pa3MpasH caMo cje]] KaTo ChAbPKAHUETO Ha TPEAUIIHUS CaK €
BJISITO HAITBJIHO.

IIpunoxenue

Waskyra TpsiOBa 1a ce mpuiiara KaTo HHTpaBeHO3Ha HH(Y3HS Ype3 LEHTPaJICH BEHO3CH
KaTeThp, ChIVIACHO CTaHJIAPTHUTE MPOLEAYPH 3a MPOAYKTH 32 KJIEThUHa Tepanus Ha
LIEHTBbpa, B KOUTO Ce U3BBpIIIBA IPUIIATaHETO.

[IpenoppUUTETHUAT KOMIUIEKT 33 IPUIIOKEHHE C€ ChbCTOU OT KOMIUIEKT 32
KpBBOIIpeNBane, cHa0aeH ¢ GunTep ot 200 pum.

Bceku cak TpsOBa nja ce BIMBa IPaBUTALMOHHO B paMKHUTE Ha 2 4aca ciel
pasMpassiBaHEeTO, BKIIOUUTEIHO BCSIKO MPEKbCBAHE 10 BpeMe Ha HHQY3UsITa, 3 J1a ce
NOJAbPXKa MaKCUMaJIHa )KH3HECTIOCOOHOCT Ha MPOAYKTA.

MaxkcumannaTta ckopocT Ha uHQy3usaTa e 5 ml/kg/h, kato chbaABpKAHUETO HA BCEKH

cak Tps0OBa a ce BiuBa NpuodIu3uTenHo 30 MHHYTH.

Korato e HeoOxoaum nosede oT eauH cak Waskyra, cakoBeTe C JIeKapCTBEHUS

HIPOLYKT TPAOBa Jja ce pa3MpassaBaT €IUH IO CIUH.

[ManenTtuTe, KOUTO Mpey TOBa He ca uManu excnozunus Ha JIMCO, TpsOBa na ce
HaOmroaBaT BHUMaTeHO. JKU3HEHUTE ToKa3aTeNl (KpbBHO HasITaHe, ChpACYHA
YeCcTOTa U KUCIIOPOJHA caTypallys) U MosBaTa Ha KaKbBTO U J1a € CUMIITOM TpsiOBa

Jia ce MpocJIesiBar 10 3 yaca ciiei UHQPy3usTa.

B kpas Ha nH}Y3HATa IPOMUIATE SI0TO KonmudecTBo Waskyra, ocraHano B mH(QY3HOHHHS Cak,
U Osj1aTa cucteMa ¢ HaTpueB xyopua 9 mg/ml (0,9 %) MHXEKIMOHEH pa3TBOp, 3a 1a CTe
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CUT'YpHH, Y€ Bb3MOXKHO Hall-MHOI'0O KJICTKH Ca BJICTH Ha MallMEHTA. TpH6Ba BHUMATCIIHO Ja CC
oOMucIu 00eMbT Ha I/IH(l)y3I/I$ITa BBB BPb3Ka C Bb3PACTTA U TCIJIOTO Ha MMANUCHTA.

IIpenna3Hu MEpKH, KOUTO TD516B3. JAa 6”bI[aT B3CTHU ITPHU U3XBHPJIAHE HA JICKAPCTBCHUA IIPOAYKT

o Hewnsnomn3BanuTe eKapcTBEHU NMPOAYKTH M BCHYKH MaTepHaIH, KOUTO ca OMJIM B KOHTAKT C
Waskyra (TBbpAH 1 T€UHH OTHAIBIIN), TPSAOBA /1a ce 00pabOTBAT U U3XBBPIIAT KAaTO
MOTEHIUAIHO WHPEKINO3HH OTHAABIH B CHOTBETCTBHE C MECTHUTE yKa3aHus 3a paboTa ¢
MaTepHaIH OT YOBEIIKH IMPOU3XOI.

Ciry4daiiHa eKCTIO3HIIHS

) [pu cyyaiina excrio3unus TpsiOBa Aa ce cra3BaT MECTHUTE yKa3aHUs 3a padoTa ¢ MaTepuan
OT YOBEUIKU MPou3X0j. PAOOTHUTE MOBBPXHOCTH U MaTePUAITUTE, KOUTO OTEHIMAITHO ca Onin
B KOHTaKT ¢ Waskyra, TpsiOBa J1a ce IEKOHTaAMUHHUPAT C MOAXOIAI Ie3UH(PEKTaHT.

7. INPUTEXATEJ HA PASPEHLIEHUETO 3A YIIOTPEBA

Fondazione Telethon ETS

Via Varese 16/B

00185 Rome

Wranus

8. HOMEP(A) HA PASPEHIEHUETO 3A YIIOTPEBA

EU/1/25/1996/001

9. JATA HA ITbPBO PA3BPEINABAHE/IIOJJHOBSIBAHE HA PASPEHIEHUETO 3A
YIHOTPEBA

Jlata Ha TEPBO pa3peniaBaHe:

10. JATA HA AKTYAJIU3UPAHE HA TEKCTA

ITonpoOHa wHGOPMAITHS 32 TO3H JEKAPCTBEH MPOAYKT € MpeIocTaBeHa Ha yeOcaiita Ha EBponefickara
areHIus 10 JeKapcTBaTa https://www.ema.europa.eu.
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INPHUJIOKEHHUE 11

. MIPOU3BOJUTEJI HA BUOJIOTNMYHO AKTUBHOTO

BEINECTBO U TPOU3BOJUTEJL, OTTOBOPEH 3A
OCBOBOXKJIABAHE HA ITAPTUIN

. YCJI0BYsA NN OT'PAHUYEHUA 3A JOCTABKA "

YIIOTPEBA

. APYI' YCJIIOBUA U U3BNCKBAHUSA HA

PASPEIIEHUETO 3A YIIOTPEBA

. YCJOBHUSA NJIM OT'PAHUYEHUA 3A BE3OITACHA U

E®EKTUBHA YIIOTPEGA HA JIEKAPCTBEHUS TIPOAYKT
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A. TIPOU3BOJIUTEJI HA BUOJIOI'MYHO AKTUBHOTO BEIIECTBO U
IMPOU3BOJMUTEJL, OTTOBOPEH 3A OCBOBOX/JIABAHE HA
HAPTUIN

Hme n aJpEC HA MPOU3BOAUTECIIA HA OMOJIOTUYHO aKTHBHOTO BCIICCTBO

AGC Biologics S.p.A.
Via Meucci 3
Openzone

20091 Bresso (MI)
Hranus

HmMe u aapec Ha IPOU3BOAUTENS, OTTOBOPEH 32 OCBOOOXKIaBaHE HA IMAPTHJIUTE

AGC Biologics S.p.A.
Via Meucci 3
Openzone

20091 Bresso (MI)
Uranus

b. YCJOBUs NJIIU OTPAHUYEHUSA 3A TOCTABKA U YIIOTPEBA
JlexapcTBEHUAT MPOYKT C€ OTITyCKa 10 OTpaHUYEHO JieKapcko npeanucanue (Bx. [Ipunoxenue I:
Kparka xapakTepucTika Ha MpoAyKTa, Touka 4.2).
B. JPYI'U YCJIOBUSA U U3BUCKBAHUS HA PASPELIEHUETO 3A
YIHOTPEBA
. IlepuoguyHu aKTyaJu3nupanu aokjaanu 3a oezonacuoct (ITA/IB)
WznckBanusrta 3a nonasane Ha [IA/IB 3a To3u 1lekapcTBEH MPOAYKT ca MOCOUYEHH B CIHCHKA C
pedepentauTe maty Ha EBponetickus cpio3 (EURD cnmchk), mpeasuaeH B wi. 1078, an. 7 ot
Jupexrusa 2001/83/EO, 1 BbB BCHUUKH CIICBAIIM aKTyaIU3alluH, TyOJUKYBaHH Ha
eBpornelcKus yeOnopTai 3a JeKapcTBa.
[Ipurexarensat Ha paspemernero 3a ynorpeda (IIPY) tpsabsa na momane mepsust ITA /b 3a To3m
OPOIYKT B CPOK OT 6 Mecela Clie/l pa3peraBaHeTo 3a yrnorpeoa.
. YCJIOBHUSA WU OTPAHUYEHUS 3A BE3OITACHA U EOEKTHUBHA
YIHOTPEBA HA JIEKAPCTBEHUS TIPOAYKT
. Ilnan 3a ynpasienue na pucka (ITYP)
[purexaTtensaT Ha pa3perieHuero 3a ynorpeba ([IPY) TpsdBa na u3BbpIIBa H3UCKBAHUTE
JNEWHOCTH U AEHCTBUSA, CBBP3aHHU C IIPOCIICASBAaHE HA JIEKapCTBEHaTa 0e3011aCHOCT, IIOCOYEHH B
onobpenns [1YP, npencrasen B Moayn 1.8.2 Ha pa3penieHHeTO 3a yrorpeda, KakTo U BbB

BCUYKH CJIEBAIIN 0A00peHH akTyanu3anuu Ha [TYP.

Axtyamusupan I[TYP TpsiOBa nma ce momasa:
¢ 10 nckaHe Ha EBporiefickaTta areHmus mo JeKapcTBara;
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® BHHAarM, KOraTto ce M3MeHs CHcTeMaTa 3a yIpaBJeHHe Ha prUcKa, 0cOOEHO B pe3yJTar Ha
MoJly4aBaHe Ha HOBa HH(pOpMaLUs, KOSTO MOXKe Ja JA0Bee 10 3HAUUMHU IPOMEHH B
CHOTHOIIIEHUETO T10JI33/PUCK, WITH CIIe] JOCTUTaHEe Ha BayKeH eTall (BbB BPB3Ka C
Ipocle/siBaHe Ha JIeKapcTBeHaTa Oe30M1acHOCT MM CBEX/JIaHEe Ha PUCKa O MUHUMYM).

L IlOl'['b.]'IHI/ITe.J'[HI/I MEPKH 32 CBECK/IaHE HA PUCKA 10 MUHUMYM

Ipenu myckanero Ha Waskyra Ha nma3apa BbB BCSKa IbpKaBa YJICHKA IPUTESIKATEISAT HA
paspemenueto 3a ynorpeba (IIPY) tpsbBa na chriacyBa ¢ HAIIMOHATHUS KOMIIETEHTCH OpraH
CHIBPIKAHUETO U (hOpMAaTa Ha OOYUUTEITHUTE MATEPUAITH 32 POAMTEIH/TIONATAIM TPYXKHU JTUIA U
MEIUIIMHCKH CIICIHATICTH, MOJPOOHOCTHTE 32 OTPAHUICHOTO MPE/HCAHHe U KOHTPOJIUPAHHUS
JOCTBIT/(hopMyIIspa 3a ChIilacHe 32 MPOIYKTa, BKIIOYHTEIHO CPEICTBATA 38 KOMYHUKAITHS,
HAYMHUTE HA Pa3NpOCTPAHCHHUE U BCUYKH JPYTH acleKTH Ha MpOrpaMara.

B cpencTrata 3a 00y4eHHE/CHBETH 3a 0€30ITACHOCT 33 MEAUITMHCKUTE CICITHAMCTH TPSOBa /1a ce
MOTYEPTASIT BAKHUTE PUCKOBE, CBBbp3aHu ¢ Waskyra, KaTo ce mpe/joCTaBsAT HACOKH 3a CBEXK/IaHE Ha
PHUCKOBETE 10 MUHUMYM, BKITFOUHUTEITHO TOTCHIIUATHIS PUCK OT JICBKEMHUSI/TUM(OM HITH
3JI0KaYEeCTBEHH 3a00JISIBAHUS HA COJIUJICH OpPraH, KAKTO U He0OX0UMOCTTA OT HAOJIO/ICHUE Ha
JICKYBAHUTC MMAIMCHTH 34 NIPpU3HAIIU U CUMIITOMH Ha OHKOTI'CHHA TpaHC(i)OpMaI_[I/IH, JICBKEMMUSA UIIN
HHM(bOM MM 3JI0Ka4YC€CTBCHU 336OJI}1B3,HI/ISI Ha COJIMJCH OpraH U MOTCHUHUAJIHUTC PUCKOBE OT
HETpUXBalllaHe Ha MPHUCAJKaTa, H 1a TH HHPOPMHUPAT 3a BXKHOCTTA HA HAOIOJICHUETO H
J'BIITOCPOYHOTO MPOCIIEIsIBAHE.

[To oTHOIIEHKE Ha poUTENUTE/ TUATA, TIOJIATAIIH TPUKH, O0YUIUTEITHUAT MaTeprall I0COYBa KaKBH
JEHCTBHUSA Ja peIIprueMaT | Kora M Kak Jla Ce CBhPKaT ChC CBOS JIEKap CIICIHAIUCT B CITyJai Ha
HEXEJIAaHW PEaKIIiy, CAMITOMH WU MIPUTECHEHUS, KAKTO U KaK JIa ChOOIaBaT 3a HeXEITaHH
JIEKapCTBEHU PEaKIUU ¥ 3HAYSHUETO Ha PEIOBHOTO U JBITOCPOYHO HAOIIOCHHE.

[PV tpsibBa 1a ocurypu BbB BCSIKa JbpKaBa WwieHKa, B kosto Waskyra ce npeniara Ha ma3apa,
BBBE)K/JJAHETO HA CUCTEMA 33 KOHTPOJ Ha Pa3lpPOCTPAHEHUETO HA IIPOJYKTA, KOSITO IPEBUIIABA HUBOTO
Ha KOHTPOJI, FapaHTHUPaH OT PyTUHHHUTE MEPKHU 3a CBEXKJIaHE HAa PUCKA JO MUHUMYM.

[Ipenu npeanuceane, Npou3BexaaHe, OTIYCKaHEe U U3IOJI3BaHE HA POIYKTa TpsiOBa 1a ObaaT
W3ITBIHCHU CIICAHUTE N3UCKBAHUS:

- Waskyra Tps0Ba 1a 0b/ie HATHYCH STUHCTBEHO B JICUCOHH IEHTPOBE, KBATU(DHUITUPAHH OT
TIPVY, 3a na ce rapaHTupa npociaeJMMOCTTa Ha KIIETKUTE Ha MAIIMEHTa U TPOU3BEXTAHUS
JIEKapCTBEH MPOIYKT MEKAy OOJHHLIATA 3a JIEYEHUE U MSICTOTO Ha IPOU3BOJICTBO.

- Waskyra Tpsi0Ba na ce nmpuiara B criellalu3upaH HeHTHP 33 TPAHCIUIAHTAIIMA U OT
JIeKapH ¢ TPEIUIICH ONUT B JICYEHUETO U TPIKKUTE 32 MAEHTH ChC CHHIPOM Ha
Wiskott-Aldrich u ynmotpebaTa Ha aBTOJIOXHU NPOAYKTH 32 TEHHA TEPAIHs, ChIbPKALIHA
CD34+ kieTkH, ex vivo.

- Ilpenu 3amouBaHe Ha JIEUEHUETO CE€ M3MCKBA MOMBIHEH (POPMYIISIp 3a ChIIIacue 3a
NPOIYKTA.

- IonGopbT Ha NeyeOHUTE LIEHTPOBE TPSIOBA [1a c€ U3BBPILIBA 110 LEJIECHOOPa3HOCT B
CHTPYIHUYECTBO C HAIIMOHATHUTE 3PAaBHU OpPTaHHU.

- MemuIuHCKUTE CIeIMAMCTH TPSOBA 1a IPEeMIHAT 00ydYeHHe 10 Cpe/ICTBATa 3a
o0y4eHune/chBeTHTE 32 0€30MAaCHOCT Ha JIEKapuTe KaTo 4acT OT Ipoleca Ha
KBaJTUUIPaHEe HA TIEHTHPA.

L4 3aabikeHue 3a MpoBEXKIaHEC HA MEPKHU CJICA paspemiaBaHe 3a yHOTpeﬁa

B onpenenenus cpox [TPY TpsiOBa 1a M3MBIHM CIIEAHUTE MEPKU:

Onucanue Cpox
HHTepBeHIMOHAIHO TOCTMAPKETHHTOBO IpoyuBaHe 3a 6e3onacHocT (PASS): C OxoHuaTesneH
LIeJ1 IOITBJIHUTEIHO XapaKTepUu3upaHe Ha IBJIrOCpoyHaTa 0e30macHOCT U JOKJIax OT
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edukacHocT Ha Waskyra mpu maneHTy Ha Bb3pacT 6 Mecella U IMo-TOJIEMH ChC
curnpoM Ha Wiskott-Aldrich (WAS), kouto nmat myTarnus B rera WAS, 3a
KOHUTO € MOAXOIsIIa TPAHCIIAHTALIMS Ha XeMOIIOCTUYHN CTBOJIOBH KICTKHU M 32
KOUTO HsAMA MOAXOIAI] JOHOP HA XEMOIOSTHYHH CTBOJIOBU KJIETKH, ChBMECTUM
TI0 YOBEIIIKY JICBKOLIMTEH aHTUTeH, [[PY TpsiOBa ga mpoBese u mpeacTaBu
pe3yNTaTUTE OT HHTEPBEHIIHOHHO MOCTMAPKETHHIOBO IIPOYYBAHE 110 ChIIACYBaH
MTPOTOKOJI.

KJIIMHAYHO
MpoyYBaHe:
31 nexeMBpu
2046 .
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NNPUJIOKEHHUE III

JAHHU BBPXY OITAKOBKATA U JIMCTOBKA
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A. JAHHH BBPXY OITAKOBKATA
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JAHHHU, KOUTO TPABBA JJA CbAbPKA BTOPUYHATA OIIAKOBKA

METAJIHA KACETA

1. UME HA JIEKAPCTBEHUA ITPOAYKT

Waskyra 2-10 x 10° knetku/ml uapy3noHHa aucnepcus
erysetuaures aprotemuen (CD34" kineTkn)

2. OBSIBSIBAHE HA AKTUBHOTO(UTE) BEIIECTBO(A)

ToBa 1exapcTBO ChABPKA YOBEIIKH KPHBHU KIETKH.

Bceku nH(y3HMOHEH cak 3a KOHKPETEH MalMeHT ChIbpiKa eTYBETUIUICH aBTOTEMIIENT IPU 3aBUCHMA OT
napTHaTa KOHIIEHTPAIMs Ha aBTOJI0KHa, o0oratena ¢ CD34" kieTky momysanus, KOSTo ChabpiKa
XEMOTIOCTUIHH CTBOJIOBH U mporeHnTopHu Kiretkn (HSPC), Tpancaynmpanu ex vivo ¢ ICHTHBUPYCEH
BEKTOP, EKCIpeCcHpaIl Y0BEeUIKHs I'eH Ha cuHapoma Ha Wiskott-Aldrich (WAS).

Beexu na(y3noneH cak oT 10—20 ml cuappxa 2-10 x 10° kmerxn/ml.

3. CIIMCBK HA IIOMOIIHUTE BEIIECTBA

Chpapprka ChIO TUMETHIICYI(OKCHI, pa3TBOP HAa YOBEIIKH ATOYMHH U HATPHEB XJIOpH. Biokre
JIMCTOBKATA 32 JOMBJIHUTENHA HH(OpMAIIHSI.

‘ 4. JIEKAPCTBEHA ®OPMA N KOJIMYECTBO B E/IHA OITAKOBKA

Wndysnonna nucrepcus

Enun nndysuonen cak ot 10-20 ml

5. HAYUH HA ITPUWJIOKEHUE U ITbT(MIIIA) HA BbBEK/IAHE

[Ipenu ynorpeba npodereTe IMCTOBKATA.

3a HUHTPABCHO3HO IMMPUIIOKCHUC.

6. CIIEHUAJIHO NPEAYINPEXJIEHHUE, YE JIEKAPCTBEHUSAT INTPOAYKT TPABBA JA
CE CBbXPAHSABA HA MSACTO JAJIEY OT HOTJIEJA U TOCET'A HA IELIA

I[a CC CbXpaHsABa Ha MACTO, HCAJOCTBIIHO 34 [ACIA.

‘ 7. APYTI'U CIIELUAJIHU ITPEAYIPEXJAEHUSA, AKO E HEOBXOANUMO

Camo 3a aBTOJIOKHA yroTpeOa.
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8. JATA HA U3TUYAHE HA CPOKA HA I'OJJHOCT

T'onen no:

Cpok Ha TOIHOCT CJel pa3MpassBaHe: 2 gaca Impu cTaitHa temmepatypa (20 °C-25 °C)

9. CHEHNUWAJIHU YCJIOBUsA HA CbXPAHEHUE

[a ce cpxpansiBa u TpaHcroptupa 3ampaset (< — 130 °C) . CpxpansBaiiTe HHQY3HOHHHUS CaK B
MeTajlHaTa KaceTa 10 MOMEHTa Ha pa3Mpa3ssBaHe U npuwioxkeHue. He pasneuaTsaiiTe onakoBbYHaTa
TopOMYKaTa, TOKaTO MPOAYKTHT He Obae pasmpaseH. Ciien pa3MpassiBaHe 1a He ce 3aMpassiBa
HIOBTOPHO.

10. CIEIIMAJIHA NMPEAITAZHU MEPKH I1PU U3XBBPJISITHE HA HEU3IIOJI3BAHA
YACT OT JIEKAPCTBEHUTE INPOAYKTHU NN OTIIAIBYHU MATEPHUAJIN OT
TAX, AKO CE U3BUCKBAT TAKHUBA

Heusnonspanoro JICKApCTBO WJIN OTHAABUYHHUTC MATCPHUATIN OT HET'O TpH6Ba Aa CC U3XBBPJIAT B
CBHOTBETCTBUE C MECTHUTE YKa3aHU 3a pa60Ta C OTIIaAbYHU MAaTCPUAIN OT YOBCIIKH ITPOU3XOM.

11. UME U AJIPEC HA TIPUTEXATEJISA HA PASPEHIEHUETO 3A YIIOTPEBA

Fondazione Telethon ETS
Via Varese 16/B

00185 Rome

Uramsa

12. HOMEP(A) HA PABPEIIEHUETO 3A YIIOTPEBA ‘

EU/1/25/1996/001

13. MAPTUJAEH HOMEP, KOJOBE HA JAPEHUETO U HA ITIPOAYKTA ‘

DIN:

COI ID:
SEC:
ITaptuna:
ID na caka:

3a TO3W ManreHT BIKTE HHGOPMAIIMOHHUS JIUCT 3a MapTHAATa OTHOCHO Oposi Ha MH(Y3MOHHUTE
cakoBe 1 6post Ha CD34" kneTkuTe Ha cax.

14. HAYMH HA OTITYCKAHE ‘

15. YKA3AHMUA 3A YIIOTPEBA ‘

16. ”HOOPMAIIUSA HA BPAMJIOBA A3BBYKA ‘
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[Ipueto e ocHOBaHuKE N1a HE ce BKIOUM nHGopManus Ha bpaiinoBa a30yka.

17. YHUKAJIEH TAEHTUO®UKATOP — IBYU3MEPEH BAPKO/|

Henpunoxumo

18. YHUKAJIEH UAEHTUD®UKATOP — JJAHHU 3A YETEHE OT XOPA

Henpunoxumo
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JAHHHU, KOUTO TPABBA JJA CBbABPKA BTOPUYHATA OITAKOBKA

OITAKOBBYHA TOPBUYKA

1. UME HA JIEKAPCTBEHUA ITPOAYKT

Waskyra 2-10 x 10° kierkn/ml nndy3noHHa auCHepcHs
eryBetuauren arotemen (CD34" knetkn)

2. OBSBSABAHE HA AKTUBHOTOMTE) BEIHECTBO(A)

ToBa JICKapCTBO CbABPIKA YOBCIIKU KPbBHU KIICTKH.

Bcekn nH(y3HOHEH cak 3a KOHKPETEH MallMeHT ChAbPKa eTyBETHIUICH aBTOTEMIIEI TIPH 3aBUCHMA OT
napTHIaTa KOHIEHTPAIUs Ha aBTOJI0XkHa, oboratena ¢ CD34" kieTku momynanms, KosTo ChIbpika
XEMOIIOETUYHHU CTBOJIOBH U mporeHuTopuu kietkn (HSPC), Tpancayuupanu ex vivo ¢ IEHTUBUPYCEH
BEKTOP, EKCIPECHpaIl] YOBEUIKHs I'eH Ha cuHapoma Ha Wiskott-Aldrich (WAS).

Bceku undysuonen cak ot 10—20 ml chabpsxa 2-10 x 10° kmeTku/ml.

3. CIHHUCBK HA ITIOMOIIHUTE BEINECTBA

Chabpxa ChbIO AUMETHIICYI(HOKCH, PAa3TBOP Ha YOBEIIKU AIOYMHUH U HATPUEB XJIIOPHUI.

‘ 4. JIEKAPCTBEHA ®OPMA N KOJIMYECTBO B E/IHA OITAKOBKA

Wu¢y3nonna aucriepcus

Enun nadysunonen cak or 10—20 ml

5. HAYUH HA ITPUWIOKEHUE U ITbT(MIIIA) HA BbBEK/IAHE

[Ipenu ynorpeba npodereTe IMCTOBKATA.

3a HUHTPABCHO3HO IMMPUIIOKCHUC.

6. CIHEOUAJIHO NPEAYHPEXJIEHUE, YE JTEKAPCTBEHUAT ITPOAYKT TPABBA JA
CE CBbXPAHSABA HA MSACTO JAJIEY OT HOTJIEJA U TOCET'A HA IELIA

I[a CC CbXpaHsABa Ha MACTO, HCAJOCTBIIHO 34 [ACIA.

‘ 7. APYTI'U CIIELUAJIHU ITPEAYIPEXJAEHUSA, AKO E HEOBXOANUMO

Camo 3a aBTOJIOKHA yroTpeOa.
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8. JATA HA U3TUYAHE HA CPOKA HA I'OJJHOCT

T'onen no:

Cpok Ha TOIHOCT CJel pa3MpassBaHe: 2 gaca mpu cTaitHa temmepatypa (20 °C—25 °C)

9. CHEHNUWAJIHU YCJIOBUsA HA CbXPAHEHUE

Ja ce cpxpansiBa u Tpancroptupa 3ampaset (< — 130 C) . CpxpansBaiiTe ”HQY3UOHHUS CaK B
MeTajlHaTa KaceTa 10 MOMEHTa Ha pa3MpassBaHe U npuwioxkeHue. He pasneuaTsaiiTe onakoBbYHaTa
TopOMYKaTa, TOKaTo MPOAYKTHT HE Obae pasmpaseH. Cren pa3MpassiBaHe 1a HE ce 3aMpa3siBa
HIOBTOPHO.

10. CIEIIMAJIHA NMPEAITAZHU MEPKH I1PU U3XBBPJISIHE HA HEU3IIOJI3BAHA
YACT OT JIEKAPCTBEHUTE INPOAYKTHU NN OTIIAIBYHU MATEPHUAJIN OT
TAX, AKO CE U3BUCKBAT TAKHUBA

ToBa 1exapcTBO ChABPKA YOBEIIKH KPBBHHU KIETKH. HEM3MoI3BaHOTO JIEKapCTBO WIIH OTIIAbUHUTE
MaTepHalId OT HETO TPSIOBA J1a Ce M3XBBPIAT B ChOTBETCTBUE C MECTHHUTE yKa3aHUs 3a paboTa ¢
OTHAIBYHU MATEPUATH OT YOBEIIKH ITPOU3XOI.

11. UME U AJIPEC HA TIPUTEXATEJIA HA PASPEIIEHUETO 3A YIIOTPEBA

Fondazione Telethon ETS
Via Varese 16/B

00185 Rome

Uranus

12. HOMEP(A) HA PABPEHIEHUETO 3A YIIOTPEBA ‘

EU/1/25/1996/001

13. IAPTUJIEH HOMEP, KOJOBE HA JAPEHUETO U HA MPOJAYKTA |

DIN:

COI ID:
SEC:
ITapTuna:
ID Ha caka:

3a TO3M MAIMEHT BIXKTE MHGOPMAITMOHHHUS JIUCT 32 MApTHAATa OTHOCHO OpOsi Ha HH(Y3UOHHUTE
cakose 1 6pos Ha CD34" kneTkuTe Ha cax.

14. HAYUH HA OTIIYCKAHE ‘

15. YKASAHUS 3A YIIOTPEBA |
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16. ”THOOPMAIIMS HA BPAHJIOBA A3BBYKA

[Ipueto e ocHOBaHuKE N1a HE ce BKIOUM nH(opManus Ha bpaiinosa a30yka.

17. YHUKAJIEH UAEHTU®UKATOP — IBYU3MEPEH BAPKO/|

Henpunoxumo.

18. YHUKAJIEH UAEHTU®UKATOP — JJIAHHU 3A YETEHE OT XOPA

Henpunoxumo.
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MMUHUMYM JAHHHU, KOUTO TPABBA JIA CbABPXAT MAJIKUTE EIUHNYHU
II'bPBUYHU OITAKOBKH

NHO®Y3UOHEH CAK

1. UME HA JIEKAPCTBEHUA ITPOAYKT U ITbT(UIIA) HA BBBE/KJIAHE

Waskyra 2-10 x 10° kierkn/ml nndy3noHHa aucHepcHs
eryBetuauren arotemen (CD34" knetkn)
WHTpaBeHO3HO NPUIIOKEHHE

2. HAYMH HA TPUJIOKEHUE

[Ipenu ynorpeba mpoverere IMCTOBKATA.

‘ 3. JATA HA U3TUYAHE HA CPOKA HA I'OJHOCT

T'ogen no:

Cpoxk Ha TOTHOCT CJea pa3MpassBaHe: 2 Jaca IMpH cTaitHa Temmepatypa (20 °C—25 °C)

4. MAPTUJIEH HOMEP, KOOOBE HA JAPEHUETO U HA ITPOJAYKTA

ITapTuna:
DIN:

SEC:

ID na caka:
COIID

3a TO3M MalMEeHT BIKTE HH()OPMAIMOHHUS JIUCT 3a MaPTHIaTa OTHOCHO Oposi Ha WH(Y3UOHHUTE
cakose 1 6pos Ha CD34" kneTkuTe Ha cax.

‘ 5. CBABPXKXAHHUE KATO MACA, OBEM WJIN EJUHUIIN

10-20 ml kieTh4HA AUCTIEPCUS HA CaK.

| 6. JIPYTO

Camo 3a aBTOJIOXHA yIIOTpeoa.
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JAHHHU, KOUTO TPABBA JIA CbAbP KA NHOOPMAIIMOHHUS JIMCT HA
HMAPTUJATA, IIPUIOKEH KBbM BCSKA IIPATKA 3A EIUH TAIMEHT

‘ 1. UME HA JIEKAPCTBEHUSA NTPOAYKT

Waskyra 2-10 x 10° knetku/ml uapy3HoHHa aUCTIEpCHs
erysetuauren aproremien (CD34" kineTkn)

2. OBSBSABAHE HA AKTUBHOTO BEIIECTBO

ABTonoxna, o6orarena ¢ CD34" K1eTKu nomyJiaius, KOSTO ChIbpiKa XeMOIIOETHYHH CTBOJIOBU U
nporenntopuu kietkn (HSPC), Tpancaynupanu ex vivo ¢ JIGHTUBHPYCEH BEKTOP, EKCIIPECUPAIIT
YOBEIIKHUSA TeH Ha cuHapoma Ha Wiskott-Aldrich (WAS).

3. CBABPKAHUE KATO MACA, OBEM WJIN EJUHUIIA U TO3A HA
JIEKAPCTBEH ITPOJAYKT

NHO®OPMAILINA 3A JOCTABEHA(M) ITAPTUA(N)

B nparkara e(ca) BriodeHa(u) cinenHara(uTe) mapTumaa(un):

Homep na ID Ha caka O6em Ha KoauyecTBo Ha O6uo CD34* JlaTa HAa M3THYAHE
napTuaarta uH(y3nOHHATA AKTHBHOTO KJIETKH HA CPOKa Ha
aucnepeus (ml) BeLeCTBO B (x10°) TOIHOCT
A030Ba eIMHULA (I[H-MMM-FFFF)

(x10° xnerku/ml)

0061 Opoii cakoge:
06w 6poit CD34" xnerku (x10°):

Jo3a mpu mocraBsiHe (M3UMCIIEHa Bh3 OCHOBA Ha TETJIOTO HAa MAIlMeHTa B MOMEHTA Ha ChOMpaHe Ha

KIIETKHTE) €:
x 10° CD34" knetkuw/kg

MuHuManHaTa npenopbunTenta 1o3a Waskyra, kosto Tpsa6Ba Ja ce npuiara, e
7 x 10° CD34" knetku/kg. [Ipy KIMHUYHKM U3MUTBAHKS ca IPUIOKEHH 1031 10 31 x 10°CD34"
kneTku/kg.

/lozama 3a énueane TpsAOBa N1a ce OMPEIETH OT JIEKYBaIIHA JeKap Bb3 OCHOBA Ha 0OIIHsI Opoit
noctasenr CD34" Ki1eTKy, TETIOTO Ha MALMEHTA 10 BpEME Ha JICYEHUETO U (AKThT, Ye BCEKU
W3IIOJI3BAH CaK TPSiOBa Ja Ce MPUIIOKH HU3IISIIO.
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Koraro e HeoOxoaum moBede ot eauH cak Waskyra, TpsOBa Ja ce rapanTupa npead HHPy3usTa, e
00eMBT Ha JICKAPCTBEHHS MPOIYKT, KOWTO TPsOBA Ja ce Biee, ChOTBETCTBA HA MPEMOPHUYUTEITHUS
aumum 3a JIMCO, T.e. obmusat o6em Ha npwraranus JIMCO Tpsa6Ba na octane < 1 % oT u3uncieHus
IJIa3MeH 00eM Ha MMalHeHTa.

CrenoBatellHO MaKCHMATHUAT 00eM Waskyra, KOTO TpsOBa 1a ce mpuiIokKH, TPOBa Jja OCTaHe
<20 % ot u3uucacHus IIa3MeH 00eM Ha MalueHTa.

4. HAYMH HA IMTPUWJIOKEHUE U ITbT(MIIIA) HA BbBEK/IAHE

IIpenu ynorpeda npodereTe IUCTOBKATA.

5. APYT'M CIIENUAJIHU ITPEAYHNPEXAEHUSA, AKO E HEOBXOAUMO

3ana3ere TO3U JOKYMEHT U I'0 CbXpaHsABaliTe HA Pa3MoJi0KeHUe P MOAr0TOBKATA 32
npujarane Ha Waskyra.

Camo 3a aBT0J10:KHA yrioTpeda.

6. CIHIEHUAJIHU YCJIOBUA HA CbXPAHEHUE

YKA3AHUS 3A CbXPAHEHUE U YIIOTPEBA

[a ce cpxpansBa u Tpancnioptupa 3ampaset (< — 130 °C). CpxpansiBaiite HHQY3HOHHHS CaK B
MeTaJHaTa KaceTa 0 MOMEHTa Ha pa3MpassiBaHe U npuinoxeHue. He pasnedarsaiite onakoBp4yHaTa
TOpOHMUKaTa, JOKaTo MPOIYKTHT He Ob1e pasmpaseH. Cres pazmpassBaHe a He ce 3aMpassiBa
MOBTOPHO.

Cpox Ha rogHOCT: 6 Mecera pu < -130 °C. Cpok Ha TOTHOCT Cie pa3MpassiBaHe: 2 Jaca Mpy cTaifHa
temmeparypa (20°C-25°C)

7. CPOKHATOJHOCT N JPYT'A CIIENIUOUYHA 3A ITAPTUJATA THOOPMALIUA ‘

WndopmanusTa e npeacraBeHa B TabiaunaTa B TOUKa 3 Mo-rope.

8. CHELUWAJIHU NPEJAIIA3HUA MEPKMU IIPU U3XBBPJISIHE HA HEU3IIOJI3BBAHA
YACT OT JIEKAPCTBEHUTE INPOAYKTH UJIN OTIIAABYHU MATEPUAJIN OT
TAX, AKO CE U3UCKBAT TAKHUBA

ToBa JICKaApPCTBO ChbABPKA YOBCIIKHN KPbBHU KIICTKH. HeusnonsBanoto JIEKapCTBO UJIM OTIIAABYHHUTE
MaTepuain OT HETO TpH6Ba ha €€ U3XBHPJAT B CbOTBETCTBUC C MECTHUTEC YKa3aHH 3a 60paBeHe C
OTHaAbYHU MAaTCpUuaId OT YOBCUIKH ITPOU3XOMA.

9. NAPTUAEH HOMEP, KOAOBE HA JAPEHUETO U HA ITIPOAYKTA

COI ID:

Terno npu mepBo crOuUpane (kg):
DIN:

SEC:
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10. UME U AIPEC HA ITIPUTEXATEJIS HA PASPEHIEHUETO 3A YIIOTPEBA

Fondazione Telethon ETS
Via Varese 16/B

00185 Rome

Uranus

11. HOMEP(A) HA PASPEIIEHUETO 3A YIIOTPEBA

EU/1/25/1996/001
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b. JIUCTOBKA
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JIMcTOBKA 32 mMalMeHTAa: PlH(l)OpMalII/Iﬂ 34 MAMEHTAa WM I10JIAraimoTo rpuKku Juue

Waskyra 2-10 x 10° kaerku/ml ungy3uonna gucnepcus
eTyBeTuaANreH apToTemiren (etuvetidigene autotemcel)

vTO3I/I JIEKapCTBEH MPOJYKT MOAJICKH Ha JOMBIHUTEIHO HabmoieHne. ToBa 1ie mo3Boiu 6bp30To
yCTaHOBsIBaHE HA HOBAa MH(POPMAIIUs OTHOCHO Oe3omacHocTTa. Moxere Jia iafieTe CBOsI PHHOC KaTo
CHOOIIUTE BCSKA HEXKENaHa PEaKilysi, KOsTO CTe TOJNyYH/Id. 3a HAaYMHA Ha ChOOII[aBaHe Ha HEXKETaHH
PEaKIMU BIKTE Kpas Ha TOUKa 4.

ITpouyeTeTe BHMMATEIHO LSJIATA JIMCTOBKA, Npeau Ha Bac (uiu Ha Bamero nere) n1a 0bae

NPUJIOKEHO TOBA JIEKAPCTBO, ThH KaTO TH ChABbP:a Ba)kHa 3a Bac nundopmanus.

- 3amazere Ta3u JIMCTOBKAa. MOXKe /1a ce HaJO0XH JIa s POYETETE OTHORO.

- AKO nMaTe HIKaKBU JOOIIBbJIHUTCIIHU BBIIPOCH, nornuTaiite Bamms JICKap Wi MCIUIIUMHCKA
cecTpa.

- AKO TIONTyunTe HIKAKBH HEXEJIAaHU peaklluy, yBeaoMeTe Bamus iekap mim MeTuIHCKa
cectpa. ToBa BKIIFOUBa M BCUYKH BH3MOXKHU HEKEITAaHH PEAKIIMH, HEOMTMCAHN B Ta3H JINCTOBKA.
BuxTre Touka 4.

- Bammsr nexap nim MeAMIIMHCKA cecTpa e Bu naje kapra Ha maifienTa, KoaTo ChIbpika
BakHa HH(MopManwus 3a 6e30macHocTTa Ha Bamero neuenne ¢ Waskyra. IIpoderere s
BHHUMATCIIHO U CJIC,IIBaI\/lITe YKazaHuATa, OINMCaHU B HEA.

- Hocete cbe ceOe cu kapTaTa Ha manyeHTa o BCSIKO BpeMe M BUHATH s IOKa3BalTe Ha JieKaps
WM MEAMIIMHCKATA CECTPa, IPU BU3UTA MK aKO OTHJIETE B OOJTHHIIA.

- NudopmamusaTa B Ta3u IHCTOBKA € MpeAHa3HadYeHa 3a Bac wim 3a Bamero aete, HO B Hest
MIPOCTO 1€ ce Ka3Ba ,,.Bue.

Kakso CbABbpPiKa Ta3u JIMCTOBKaA

Kakso mpencrarnsiea Waskyra 1 3a KakBo ce U310JI3Ba

Kakgo TpsiOBa ma 3Haere, npenu aa Bu 0b1e npunoxen Waskyra
Kak ce mpousBexaa u npusara Waskyra

BB3MOXHH HEXENAHU PEaKLUU

Kak na cexpansBare Waskyra

CpIbprkaHre Ha OMMAKOBKATA M NOIBIIHATETHA HHPOPMAITHS

DN A LD

1. Kakpo npeacrasiasisa Waskyra u 3a kakBo ce u3noJsssa

Waskyra e mpoykT 3a reHHa Tepars, KOWTO ChAbp)Ka aKTUBHOTO BEIIECTBO €TYBETUIANTEH
aproTemien. [IpoyKThT 3a TeHHA Tepamnus AelcTBa, KaTo JOCTaBs '€H B OpraHU3Ma 3a KOPUTUpPaHEe Ha
reHeTudeH nedekt. ToBa JIeKapcTBO € MPOU3BENIEHO CrielaiHo 32 Bac ot cobcTBeHuTe Bu
KPBBOTBOPHU KIIETKH.

Waskyra ce u3nosssa 3a jiedeHue Ha CEpHO3HO 3a00Is1BaHe, HAPEUECHO CUHAPOM Ha YHCKOT-Onapuy
(WAS), npu xopa Ha Bp3pacT 6 Mecela U Mo-rojeM, KOUTO UMaT MyTalus B reHa WAS, 3a KOuTo
TpaHCIUIAaHTALMATA Ha XEMOIIOeTHYHH cTBOoJI0BH KieTk (XCK) e mogxonsia, HO HAMa MOIXOAALI0
CHBIaJIEHUE OT YIEH Ha CeMENUCTBOTO 3a JapsiBaHe HAa XEMOIOETHYHHU CTBOJIOBU KJIETKH 3a
TpaHCIUIAHTAIUSA. XEMOIIOETHYHUTE CTBOJIOBH KJIETKH Ca HE3PENH KIETKH, KOUTO MOTaT J1a Ce pa3BUsAT
BBHB BCUYKH BHJIOBE KPBBHU KJIETKH, BKIIOYUTETHO O€TTM KPBBHU KJIETKH, YePBEHU KPHBHU KIETKH U
TpoMOOUNTH (KOMIIOHEHTH, KOUTO TIoMaraT Ha KpbBTa a CE ChbCUPBA).

Xopara ¢ WAS umar myTauus (IIpoMsiHa) B F'eHa, KOWTO MPeNocTaBs yKa3aHHs 32 00pazyBaHe Ha
nporenHa WAS. IIporennbsTr WAS momara Ha OennTe KPBBHHU KJIETKH JIa C€ IBUXKAT U PabOTAT
MIPaBUITHO 32 OopOa ¢ MHPEKIUUTE U TToMara Ha TpPOMOOIIUTHTE J1a ce 00pa3yBar MPaBWITHO, 3a Ja
CIHpaT KbpBeHeTo. MyTallus B reHa Boau 10 AedexTeH nim jurncpamny nporenH WAS. Tosa Moxe ga
JOBeZIe 10 JKUBOTO3aCTpAIlaBallll YCIOKHEHHS KaTO U301 Ha KbPBEHE U MH(EKLINH.
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Waskyra ce mpHUroTBsi, KaTo ce U3MOA3BaT COOCTBEHNUTE BU XeMOMOSTHYHY CTBOJIOBU KJIETKH, KOUTO
ca MoauduIrpaHu B 1a00paTOpHs ¢ MOMOINTA Ha BUpYC. To3u BUpyC € MoaudUIIMpaH, Taka ue He
MOJKE JIa Ce pa3lpOoCTPaHu B OPraHu3Ma, HO MOXE Jla OCUTYpHU NPaBUIHO Komue Ha reHa WAS B
XEMOIIOCTUYHU CTBOJIOBHU KIJICTKH. MOI{I/I(i)I/IHI/IpaHI/ITe XEMOITIOETUYHHU CTBOJIOBU KJICTKU CE€ BPpbIIAT
0o0paTHO Ha manueHTa Ype3 HHPy3usd (KaIrKkoBO BIMBAHE) U MOTAT Ja MPOU3BEKIAT KPHBHHU KIICTKH,
crocoOHU 1a oOpa3ysar nmpoterHa WAS, KOETO ce 04akBa J1a IoJ00py ChCTOSHUETO Ha
3a00JIIBAaHETO.

AKO UMarte BhIIPOCH OTHOCHO HauMHa Ha JeiicTBre Ha Waskyra uiu 3aiio ToBa JISKapCTBO €
IIPEANNCAaHO, onuTanTe Bamus nekap.

2. KaxBo TpsdBa 1a 3HaeTe, npeau Aa Bu 0bae npunoxen Waskyra

He TpsioBa na Bu ce npuinara Waskyra

. aKo CTe aJepruiHu KbM HSIKOSI OT ChCTaBKHTE Ha TOBA JIKAPCTBO (M30pOCHHU B TOUKa 6) AKO
cMmsATaTe, 4e MOJKe /1a CTe aJepruyHy, monurtaiTe Bammus nekap 3a cbBeT;

. aKo Tpear TOBa CTe OWIIM MOMJIOKEHH Ha TeHHA Teparus ¢ JIEKAPCTBO, IPOU3BEACHO OT KPHBHU
CTBOJIOBH KJICTKH, WJIU Ha aoreHHa TpanciianTaius Ha XCK ¢ mokaszarencrsa 3a oCTaThUHU
KIJIETKH OT JIOHOP.

Ipeaynpexnenus: U NpeAna3sHu MepPKU

Ilpedu oa npuememe Waskyra

JlekapsT mie:

. nperieaa oeauTe IpodoBe, ChpIETo, ObOperuTe, YepHus Apod, MO3bKa, KOXKaTa, IUTOBUIHATA
JKJIe3a, KaKTO M )KH3HCHOBAKHHU MTapaMeTpH KaTo KphBHO HalsraHe. [Ipeny euenueTo e
HEOOXOMMO J1a Ce HaIlpaBH 001[a METUITMHCKA OIICHKA;

o NpOBEpY 3a NpU3HaLM Ha nHpeKkws. Beska nHbexms TpsiOBa 1a ce ekysa, npean aa Bu Obae
npunoxkeH Waskyra;

. Bu mpernena 3a xenmatut B, xenatut C, goBemku T-kiaeTpueH muMmdoTtponeH Bupyc, X1B nam
MHUKOIUIa3MEHa MH(PEKIUI. AKO UMaTe akTUBHA HH(DEKIHS OT €UH OT Te3H areHTH, JISICHUETO
Bu ¢ Waskyra Moxe 1a 0bJ1e OTI0XKEHO MIIH OTKa3aHOo;

. MIPOBEPU KOCTHHUS MO3BK, 32 JIa CE YBEPH, U€ HAMATE MPU3HAIIM HA JICBKEMUS WU
MUENIOAUCIIIAa3Hs (3a00J1ABaHe, MPH KOETO KOCTHUSIT MO3bK HE MPOU3BEIKIA JOCTATHYHO 3/IPABU
KPBBHH KJIETKU WM TPOMOOIINTH). AKO UMaTe MpHU3HAIK Ha Te3H 3a00JsBaHus, Te MOTaT Ja
MoTIpeyar Jia mpeMuHeTe JieueHne ¢ Waskyra.

Ilpeou neuenuemo ¢ Waskyra

. [penu na Bu 6bae npunoxken, Waskyra ce u3nurBa, 3a Jia ce rapaHTHpa, e HsMa
WH(EKINO3HI MUKPOOPTaHU3MH, Thil KaTO CHIECTBYBA TEOPETHUEH PUCK OT HH(EKIHSI.
Jlexapute 1 MEAUIIMHCKUTE CECTPH 1€ HAaOIr01aBaT 3a IPU3HAIK Ha HHPEKIKS 10 BpeMe Ha
nH(QY3UATa, HAIPUMEP MOBUIIIEHA TEMIIEpaTypa, BTpUCaHe, U3MOTsIBaHE, yMOPa, Bb3MAICHO
I'BPJIO U 1€ OCUTYPAT JIeueHHe, ako € Heooxoaumo. Koncynrupaiite ce ¢ Bamus nekap, ako
MOJTy4YUTe TAKUBA MPU3HALN U CUMIITOMH.
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Kozamo Bu 6woe npunosicen Waskyra

NudopmarusTa 3a tekapcTBa Ha OCHOBAaTa Ha KJIETKH kaTo Waskyra TpsOBa 1a ce chXpaHsiBa B
Oonnamiata B mpoabnkeHue Ha 30 ronuau. ChxpaHsBaHaTa nHpopMaius e Obae Bamero ume
Y TapTUAHUAT HOMep Ha Waskyra, KOHTO CTe MOy drITH.

Cneo neuenuemo ¢ Waskyra

Crnen karo Bu ce mpunoxu Waskyra, e 0b/1eTe HaOJII0JaBaHU C PSIOBHU KPBBHU
u3cienBanus. Tosa Ie BKIOYBA U3MEPBAHE HAa aHTHTE A B KPhBTA, U3BECTHU KATO
UMYHO2100YAUHY. AKO HUBOTO Ha UMYHOTJIOOYJIMH € HUCKO, MOXKE JIa CE HYXKJIaeTe OT
3aMECTHTEeITHA TepaIus ¢ UMyHOTI00yrH. Jlekapsr me o0chau ToBa ¢ Bac, ako € Heo0X01uMo.

Moxe na Bu 6baaT npunaraHu aHTUMH(QEKIIMO3HH CPEACTBA (AHTHOAKTEPHAIHH,
NPOTUBOTr'BONYHH, TPOTHBOBUPYCHH) 32 MPOMUITAKTHKA U JICUeHHE HA HHPEKINH, OCOOCHO 110
BpeMe Ha HeyTPONeHUYHU MepHO/] clie/l KOHAUIMoHupaHeTo. [lo BpeMe Ha XocmuTanu3anusaTa
TpsiOBa [1a ce MpUiIaraT MEpKH 3a KOHTPOJI Ha HH(PEKIMUTE U IIPOLEAYPH 3a U30JIUPAHE B
CBHOTBETCTBHE C MECTHUTE CTaHIAPTH.

BupycHoTo HaToBapBaHe 10 OTHOIIIEHHE Ha [IUTOMETAIOBUPYC, BUpyca Ha Enmaiin-bap,
XepIiec CUMIUIEKC BHPYC M aJCHOBHPYC 1€ c€ ONpEAesl eXXeCeIMUIHO B TiepudepHara KpbB 10
neH +90. AKO CTOMHOCTUTE ca HEKOJKOKPATHO OTPHUIIATEIHU, HHTEPBAIBT Ha TECTBAHE MOXKeE J1a
ObJie yapinkeH cieq ieH +90. AKO CTe MOJIOKUTENHH 32 IUTOMETaIOBHPYC, IIIe Ce Mpriiara
IMPEBaHTHUBHA TCpanusd ¢ TaHIIUKIIOBUP, BAJITAaHIIUKIIOBUP WUIIA q)ocxapHeT CBhI'JTAaCHO MECTHHUTEC
CTaHJapTH.

BB3MOkHO € [1a mokaxeTe Cepro3HO HaMalIsiBaHe Ha Oposi Ha KIIETKUTE B KPBBTA, BKIIFOUUTEITHO
CEepHO3HO HaMaJIsiBaHe Ha Opos Ha HEYTPOMPIIIATE B MIPOIBIDKEHUE HA HIKOIKO CEIMHUIIN CIC]
KOHAMIIMOHKMpaHeTo u nH(y3usTa Ha Waskyra. [Topagu ToBa TpsiOBa uecTo aa ObaeTe
HaOII0JaBaHy Upe3 U3CIIe/IBaHe Ha IThJIHA KPhBHA KAPTHHA B IPOABIDKEHUE HA HAl-MaJIKo 6
CEIMUITH Cclie]l MH(Y3UATA WIH IO BH3CTAHOBSIBAHE HA XEMOIIOE3aTa M OBJIAIBaHE Ha
UHQEKIIMUTE, ChIIIACHO CTaHAAPTHUTE PHKOBOJCTBA M MEIUIIMHCKATa NpelieHKa. TpsoBa 1a ce
KOHCyJATHpaTe ¢ Bamms nekap, ako ctpajgaTe OT yMopa Hu ciadocT, HH(PEKIMH U JISCHO
o0Opa3yBaHe Ha CHHUHU H KbpBeHe. [lomabpikaiioTo KpbhBOMpenuBaHe Ha 00TpueHa
SpPUTPOITUTHA Maca U TPOMOOIUTH TPSIOBa Ja CE€ N3BHPINBA B ChOTBETCTBUE C MEIUIIMHCKATA
MPELICHKA U MPAKTUKATA B JICYUSOHOTO 3aBE/ICHUE.

HenpuxsamaneTo Ha nmpucaakara € MoTeHIUAIHO CEpUO3eH PUCK ciiex nH(py3us Ha Waskyra. B
CiIy4ail Ha mpoab/DKaBaIlo HaMasiBaHe Ha Oposi Ha HeyTpo(QHIuTe, TPSAOBA Aa ce 3arovHe
NPUIOKEHUETO Ha pacTekeH QakTop (rpaHyIoHUT-KOJIOHHOCTHMYIUpAIl GakTop), 3a 1a ce
CTUMYJIMpPA Bb3CTAHOBABAHETO HAa KOCTHHUA MO3bK. ToBa MOXxe Ja €€ CJIy4HU U IO-paHoO, Bb3
OCHOBAa Ha MEJIMIIMHCKA TPEIICHKa. AKO HEMTPUXBAIIAHETO Ha TIPUCAJIKATA U HUCKUAT OpOit
HEYTPO(MUIH HE OT3BYYaT BHIPEKH U3IMOJI3BAHETO HA TPAHYJIOLUT-KOJIOHNOCTUMY TN PAII]
(hakTop, ce mpernopryBa MPUIATAHETO HA HETPAHCIYIIMPAHHU PE3CPBHH aBTOJIOKHU CTBOJIOBU
KJICTKH.

Cren leueHIETO MOXKE J1a TTOWCKAT OoT Bac ma 6baeTe npocnensanu 1o 15 roawawm, 3a 1a ce
pasbepar mo-mgo6pe apirocpodnnte edekTr Ha Waskyra.

Axo ce Hajiara 1a Bu Obj1e HanipaBeHO KPBBONPEIUBAHE MIPEAN | CJIE]T IPHIAraHeTo Ha
Waskyra, kppBHHTE TIPOIYKTH, KOUTO B ce mpunarar, TpsOBa ga ObaaT 00abpueHu. ToBa
03HayaBa, ue OposT Ha OesnTe KPBBHU KIIETKH, HApeYeHU TUM(OINTH, ce HaMallsiBa, 3a Ja ce
CBEJIC IO MUHIMYM PHCKBT OT PEaKIIUs, CBbp3aHa ¢ KPbBOMpeluBaneTo. Bamust igekap me Bu
Ha0JII0/1aBa 3a peaknys, CBbpP3aHa ¢ KPbBOIPEINBAHETO.

BbBekaHeTo Ha HOB I'€H B CTBOJIOBUTE KJIIETKH MOXE J1a YBEIIMYH PUCKA OT paK Ha KPHBTa,
KaTo HarpuMep JeBKeMus (pak Ha OeinTe KPbBHU KIETKH) U TUMPOM (pak Ha TUMQOLHUTHUTE,
0enu KPBbBHU KJIETKH, yUacTBalllX B 3allUTaTa HA OpraHu3Ma). Berpeku ue 1o MOMeHTa HAMa
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JA0Ka3aTeCJICTBA B KIIMHUYHUTC U3IMATBAHUA, TOBA OCTaBa Bb3MOXKHO IMOpPaAn €CTECTBOTO Ha
JICKapCTBOTO. CJ'IG,I[ JiedeHueTo BammsT JICKap 1me Bu Ha6J'IIO,Z[aBa 3a I[IpU3HAaIU Ha JICBKCMU,
J'II/IMq)OM WU 3]I0KAYE€CTBEHHU 3200 IIBaHUs HA COJIMAHUTC OpTraHu.

. Waskyra ce npuroTss, KaTo ce M3M0JI3BaT YaCTH OT BUPYC, KOUTO Ca M3MEHEHH, Taka 4e Ja He
MOTaT Ja IpUIuHAT HHpekmws. ToBa Moxe 1a 1oBee A0 (ajlIiBo MOJIOKUTEIICH Pe3yITaT
npu n3cnensane 3a XMB. [Ipu HeoOXxomuMOCT MoTaT J1a ce U3IOJI3BAT MO-CIEU(PUIHN
n3cienBaHus 3a u3kiouBane Ha XM B uadexms.

o AKTHBHOTO BeliecTBO BbB Waskyra Mojke BpEMEHHO J1a € EKCKpETHpa Tpe3 KpbhBTa, CriepMaTa,
KbpMaTa WIN TeJIECHUTE OTNAIbIIM — Ipoliec, HapeueH oTaeinsHe. CeoBaTelTHO clie]
nedeHne ¢ Waskyra HiIMa Ja MOXKETE 1a JapsiBaTe KPbB, KPBBHH ChCTaBKH (IJIa3Ma), OpTaHH,
THKaHU UITH KJICTKH.

Kora seuennero ¢ Waskyra He Mo:ke 1a 0b/ie 3aBbpIIEHO

[IpouseoactBoro Ha Waskyra Moxe J1a He € YCIEIIHO, aKO KOJUYECTBOTO CTBOJIOBU KJICTKH, ChOpaHH
ot Bamara kpbB, HE € TOCTaTHUYHO WJIM aKO UMa TPYIHOCTH MPH MPUTOTBSIHETO HA JIEKAPCTBOTO, CIIE]
KaTo CTBOJIOBUTE KIIETKHU ca chOpaHu. B To3m ciyuait Moxke na Bu Oblie TOMCKaHO TOBTOPHO B3eMaHe
Ha CTBOJIOBH KJIETKH, aKO € Bh3MOXKHO, WK J1a Bu Ob/ie peioxkeHo Ipyro JeueHue.

IIpenn ma moryunre Waskyra, e Bu Obe mageHo 1ekapcTBO 3a KOHIUITHOHUPAHE 32 OTCTPAHSIBAHE
Ha KJIETKH OT KOCTHHSI MO3BK, C KOETO CE€ OCUTYPsIBa IIPOCTPAHCTBO 3a 3abpKaHe Ha
reHHOMOAM(HUIMPAHUTE CTBOJIOBH KIIETKH BbB Waskyra (npucadka) B KOCTHHS MO3BK.

Axo Waskyra He Moxe /1a Objie IPHUIIOKEH, CIIE/] KaTO CTe MOIYYMIH KOHJUIIMOHUPAIIOTO JIEKAPCTBO
WJIN aKko MOI[H(bHHHpaHI/ITC CTBOJIOBU KJICTKH HE C€ 3aIbPKAT BB Bamus OpTraHu3bM, JICKAPAT MOXKE
na Bu npuitoxxu nHGpy3us Ha CIACHTEHH KIIETKU OT ChOpaHaTa Ipeay ToBa pe3epBHA poda (BIKTE
chINO TOouKa 3 ,, Kak ce npunaca Waskyra ). KeM criacuTeTHUTE KJIETKH HE ¢ J00aBeH (pyHKIIMOHATICH
WAS TeH u Te HAMa Aa npousBekaaT nporernHa WAS. 3a moBeue NoApoOHOCTH, MOJISI, CBBPIKETE CE C
Bamus nekap.

besonacHoctTa u edmkacuoctTa Ha Waskyra rpu narieHTH Ha Bb3pacT moja 6 Mecera He ca
ycraHoBeHH. JlunicBat nanHu n Waskyra He MOXe Aa ce Ipujiara py NauydeHTy Ha Bb3pacT MOJ
6 mecena.

JApyru nekapcra u Waskyra

Ka:kere Ha Bamus nekap, ako npreMaTe, HACKOPO CTe MPUEMAITU HIIH € Bb3MOXKHO J1a TIpueMare
JPYTH JICKapCTBa, BKIIOYUTEIHO JICKAPCTBA, OTIYCKAHH 0e3 JIEKapCKO MpeNnucaHue.

. He Tps16Ba na mpuemare jekapcTsa 3a JeucHne Ha XVB undexnns Hali-MaaKko eInH Mecell
npeau 1a Bu Obp1aT gajeHu JexapcTBaTa 3a MOOWIM3anus WK 1a Bu ce B3eMaT KpbBHU IpooH
B IIPOIBJDKEHUE Ha Hali-Manko 7 aHu cien nHpy3usTa Ha Waskyra, Thi KaTo Te3u JIeKapCTBa
Ouxa MOTJIM J1a IOBIUSISAT HA MMPOU3BOACTBOTO U paHHOTO (pyHKIIMOHMpaHe Ha Waskyra.

o He tpsioBa na Bu ce moctaBsT BakCHHY, HAPCUCHH KUBU BAKCHHH, B TIPOJIBIDKCHHIE HA
6 ceamuny, npeau ga Bu Ob/ie NPUI0KEHO JICKAPCTBOTO 32 KOHAUIIMOHUPAHE, 32 JIa Ce
MOJrOTBUTE 3a JieueHueTo ¢ Waskyra, HUTO ciie]] Iie4eHHeTo, JI0KaTo UMyHHaTa Bu cucrema
(3ammTHATA CHCTEMa Ha OpraHM3Ma) Ce Bh3CTAaHOBSIBA.

lodupane u padoTa ¢ MAIIUHU

Waskyra He moBimsiBa criocoOHOCTTa 32 modupane wik paboTta ¢ MalluHH.
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BpeMeHHOCT 1 KbpMeHe

ToBa nedeHne He TPAOBa Ja ce Mpuiara o BpeMe Ha OpEMEHHOCT MOPaH Bb3MOXHUTE e(heKTH Ha
JIEKapCcTBOTO 32 KoHauIroHnpane. Edexrure Ha Waskyra npu OpeMeHHH )KeHU HE ca U3BECTHH.
I'oBopere ¢ Bamus jiekap OTHOCHO OpeMEHHOCT clie puiiarane Ha Waskyra.

AKo cTe OpeMeHHa WM cMsATaTe, Ye MOKe J1a cTe OpeMeHHa cien ieuenue ¢ Waskyra, He3a0aBHO
rosopete ¢ Bamms nexap.

AKO cTe ®eHa, KOsITO MOXKe Jia 3a0peMeHee, 11ie Bu 0b/1e HarpaBeH TecT 3a OpPeMEHHOCT TIPe U
3aroyBaHe Ha JIeKapcTBaTa 3a MOOMIIM3AIMs U KOHAHIIMOHUPAHE, 32 J1a Ce YBEPHTE, Ye HE CTe
OpeMeHHa.

KonTpaueniusi npu MbiKe U )KeHH

AKO cTe xeHa, KOSITO MOXKe J1a 3a0peMeHee, WM MbXK, ClIocoOeH /1a cTaHe Oaia, TpsOBa 1a
U3I0NI3BaTe e()eKTUBEH METO/I 32 KOHTpalenus (KOHTPOJ Ha PaKIaeMOCTTa) OT Ha4aIoTO Ha
MO6I/IJ'II/I3aIII/IOHHOTO JICUCHUC U B MIPOABIIKCHUC HA Hal-MajKko 6 Mecela Ciieq nNprujaraieTo Ha
Waskyra. 'oBopeTe ¢ Barust iekap 3a ToBa KOW METOAM 32 KOHTPALCIIIHS Ca TOIXOISIIIH.

Kbpmene

Kspmenero TpsiOBa a ce mpeyCTaHOBH 110 BpeMe Ha KOHIUITMOHUPaHe TIOPaid Bb3MOKHUTE e(heKTH
Ha JIEKapCTBOTO 3a KOHAWIIMOHKUpaHe. He e n3BecTHO nanu cheraBkute Ha Waskyra morar ga
MPEeMUHAT B KbpMaTa.

Bamusit nexap me oochau ¢ Bac nmoszara oT kbpMeHeTo 3a Baieto 6e0e cripsMo MOTeHIMATHUATE
PHUCKOBE OT JICYCHUETO.

(I)epTI/IJ'Il/lTeT MNP MBKETE U JKEHUTE

BB3MokHO € 1a He MOXKeTe Jja 3a0peMeHeeTe Wi 1a cTaHeTe 0alna, cae KaTo CTe MOy HIIH
JIEKapCTBOTO 3a KOHAUIMOHUpaHe. [Ipenun nedennero TpsaodBa qa 006ChIUTE BH3MOKHOCTUTE CH C
Bamms nexap. Te morar ga BKIIOUBAT ChbXpaHsBaHE Ha PENPOAYKTUBEH MaTepHai (Harmpumep
AWLEKIIEeTKH, CIEPMaTO30UIH ), KOITO /1a ce U3MO0I3Ba MO-KbCHO.

Waskyra cbabp:xa Hatpuii 1 gumeruiicyiadokcua (IMCO)

Toga srekapcTBO ChaABPKa 35-560 mg HaTpwii (OCHOBHA ChCTaBKa Ha TOTBapcKaTa/Tpare3HaTa coi)
BBB BCsIKa J03a. ToBa ce paBHsiBa Ha 2 % 10 28 % OT NpenopbUUTEIHHUS MAaKCUMAJICH THEBEH
XpaHUTeIleH PUEM Ha HaTpUH 3a Bb3pacTeH. [IpernoppunTetHoTo MaKkCUMaITHO HUBO Ha TIpUEM Ha
2 g/neH HaTpUl IpU BB3PACTHU TPSAOBA J1a CE KOPUTUPA HU3XOJIAIIO Bh3 OCHOBA HA CHEPTUHHUTE
HY>KIIM Ha JIelaTa B CPaBHEHHUE C TE3U Ha BH3PACTHHTE.

Toga mekapcTBo chabpka 55 mg/ml JIMCO (BemecTBo, H3MOI3BAHO 3a 3alla3BaHE HA 3aMpa3cHU
KJICTKH ), KOMTO MO J1a MPUYHUHN BHE3AIMHH, TSKKH AIEPTHYHH peakiuuu. Jlekapst uim
MEIUIIMHCKATA cecTpa TpsaOBa na Bu HaOmMr01aBaT BHUMATEITHO 33 HEXKEIIAaHW PEaKIIUH M0 BpeMe Ha
nH(pYy3UsATa U HA BCEKU Yac, B IPOIBIDKCHUE Ha 3 yaca clie HHpY3usITa.

3. Kak ce npousBesxkaa u npuinara Waskyra

Twit karo Waskyra ce npousBexia ot Barm coOCTBEHH XeMOITOSTUYHH CTBOJIOBH KIIETKH, 11ie Bu
OBblIe B3eTa KPBB 3a MPUTOTBSIHE HA JIEKAPCTBOTO OKOJIO 2 110 3 Mecena npeau ieueHueTo. CTBOIOBUTE
KJIETKH MOTaT Jla ObJIaT B3€TH OT KPHB, KOATO CE B3eMa OT BeHA. 3a TIOBeUe MOAPOOHOCTH TOMUTANTE
Bamus nekap.
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Koraro cTB0/I0BUTE KJIETKH Ce B3eMaT OT KpbBTa:

. Ille Bu 6baat namenu nBa Buja JexapcTsa, npean aa Bu 0bpne npunoxen Waskyra:
O JIeKapCTBO 32 MOOMJIM3AIUSI, KOSTO OCUTYpPsIBA MPEMUHABAHETO Ha KPHBHUTE
CTBOJIOBH KJIETKH OT KOCTHHSI MO3BK B KPHBHUS ITOTOK
O JeKapcTBa 3a KOHIMIHMOHHUPAHE, 33 J]a C€ OCUTYPH MTPOCTPAHCTBO B KOCTHHUS MO3BK
32 HOBHUTE CTBOJIOBH KJIETKH, KOUTO Iiie Bu Ob1aT MpHiIokKeHH;

BuxTe nucTtoBkaTa Ha TE3HU JICKAapCTBa 3a MOBCYC I/IH(I)OpMa]_[I/ISI.

(3a moBeue nHMOPMAIIUS OTHOCHO TE3H JICKAPCTBA, BKIFOUUTEIHO Bb3MOXHH HEXKEJIaHU PEaKIUH,
BUXKTE Touka 3 ,, Kax ce npoussesicoa u npunaza Waskyra “ v Touka 4 ,, Bbamooichu nedcenanu
pearyuu ).

o BsemaneTo Ha KpHBHH CTBOJIOBH KIJIETKH CE€ M3BBPIIBA MTPE3 BPEMEHHO NTOCTAaBEH IEHTPaJieH
BEHO3CH KaTeThp. L|eHTpaIHUAT BEHO3EH KaTeThp € ThHKA, I’bBKaBa TPHOUYKA, KOSTO CE
MOCTaBs OT JICKap B TOJIIMa BEHA 3a JIOCTHII JI0 KpbBooOparienuero Bu. Jlpyr kateTsp mie Obae
MOCTaBEeH, MPEIN Ja 3al0YHeTe KOHTUITMOHUPAIIO JIeUeHHE, 3a Jja C& OCUTYPH Bh3MOXKHOCT 3a
uHby3us Ha Waskyra u 1pyru jiekapcTsa U B3eMaHe Ha KPbB 3a uscieasane. Korato ce mocraes
KaTeThp, € Bh3MOXKHO J1a Bh3HUKHAT HEXKEJIAHU PEaKI[UU KaTo MH(PEKIMH U KbPBEHE, BBIIPEKU
4e He BCEKH T'M Noy4aBa. JIekapaT U MeTUIIMHCKUTE CECTPH IIE CIEIAT 32 €BEHTYaTHH
YCIIO)KHEHUSI.

. [TspBo me Bu 0b1e pHIIOKEHO T.HAp. ,, ICKaPCTBO 32 MOOMIIH3AITHA “, KOSTO OCUTYpSIBa
MPEMUHABAHETO Ha KPBBHUTE CTBOJIOBH KJIETKU OT KOCTHHS MO3bK B KPbBHHUS MOTOK (BIIKTE
touka 2 ,, [Ipedynpescoenus u npeonasuu mepku ‘).

o Cren ToBa KPHBHUTE CTBOJIOBU KJIETKH MOTAT Jia ObJAT ChOpaHH OT amapar, KOUTO pasjiens
KPBBHUTE KOMIIOHEHTH (anapam 3a agepesa). ToBa MoXke Ja OTHEMe TIoBeve OT | JieH, 3a j1a ce
chOepar JOCTaThYHO KPhBHH CTBOJIOBH KJISTKH 3a ToJdy4yaBaHeTo Ha Waskyra.

CbOpaHnTe CTBOJIOBH KJIETKH 0T KPbBTA 1€ 0bAAT pa3/iejieHU Ha:

o pe3epBHa Mpo6a, KosITo 1ie ObJIc 3aMpa3eHa U ChbXpaHsIBaHa, 3a Ja ObJie MPUIoKeHa KaTo
CIIACHUTEJIHH CTBOJIOBH KJIETKH, ako Waskyra He Moxe a ObJ/ie IPUIIOKEH UM HE JICHCTBA
(BuxTe ,, Koea neuenuemo ¢ Waskyra ne mooice 0a 6v0e 3asvpuiero “ B Touka 2);

o npo6a 3a JeveHnue, KOATo 1ie ObJie MPEAOCTaBeHA HA IIPOU3BOIUTENS 32 MPOU3BOJICTBOTO Ha
Waskyra upe3 BMbKkBaHe Ha YHKIIMOHAIHO KOITKE HA TeHa WAS B CTBOJIOBUTE KJICTKH B
npobara.

Kaxk Bu ce npuiara Waskyra

J Waskyra mie ce npuiara B KBanu(uIupaH HEHTHP 3a JICUEHHE U OT JeKapH, O0yUeHH J1a
M3I0JI3BaT TO3M BUJI JIEKApCTBA.

o Waskyra ce npunara upe3 BiauBaHe (MH(Y3HUs) BbB BeHa (MHTPABEHO3HO) Mpe3 IIEHTpaIeH
BEHO3€EH KaTreThp. BB3MOKHO € Ja ce MpuiIoku NoBede OT eUH CaK C JIEKapCTBOTO.

. Jlexapure 11e IPOBEPSIT 1anu BCH4ku nH(y3nonHn cakoe Waskyra ca niaeHTHOUIUPAHU KaTO
HarpaBeHHU OT Bamara co6ctBena npooa.

. Waskyra e ennokparno nedenue. To HaMa 1a Bu Ob/e puitokeHO OTHOBO.
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Kora

Kakso ce ciyuBa

3amro

Oxouto 2 Mecena npeau
nH}y3usta Ha Waskyra

JlekapcrTBara 3a MOOMIM3ALUS
ce TpuJIarar upe3 MOoIKOXKHA
WHXXEKIHS B MPOABIDKCHIE HA
4 o 6 mHMU.

3a MpEeMECTBAaHC Ha KPBbBHUTC
CTBOJIOBU KJICTKH OT KOCTHHA
MO3BK B KPBBHHSA IOTOK.

Okoz10 2 Mecena npeau
uH}y3usata Ha Waskyra

Mobunu3upaHara KpbB ce
cbhOupa 3a 2 1o 3 nHU.

3a monyvyaBaHe Ha KPbBHH
CTBOJIOBH KJIETKH 34
MpOU3BOACTBOTO Ha Waskyra.
YacT oT chOpaHUTE CTBOJIOBU
KJIETKH III€ CE ChXPaHsIBaT
OTJICITHO, 33 Ja CAYXaT KaTo
CIIACHUTEIIHH KJIETKH, aKO €
HEOOXOIHMMO.

Oxouto 3 cenMuIy npeau
nH}y3usta Ha Waskyra

JlexapcTBO, HapeyeHo
pUTYKCHMa0, ce mpuiara
€IIHOKpPaTHO BbB BEHA IIpe3
KaTeThpa.

3a na ce Hamanu OposAT Ha
OenuTe KPbBHU KIETKH,
MPON3BEXKIAIIN aHTHTENA,
HAaco4YeHU KbM Barmrero 1510, 1
Jla ce TIOMOTHE Ha KJIETKUTE,
KOPUTHPaHU C TeHH, Ja ce
YCTaHOBSAT ciiell MHQY3us Ha
Waskyra.

5 nuu npenn nHOY3UATA HA
Waskyra

JBe nekapcTBa 3a
KOHAMIMOHHUpaHe (OycyndaH u
¢nynapabuHn) ce mpuaaraT B
MPOIBKEHUE Ha 2-3 THU B
00JIHMIIA, BEHO3HO Mpe3
KaTeThpa.

3a MoAroToBKa Ha KOCTHHS
MO3BK 3a JieueHHeTo. Te3u
JICKapCTBa YHUIIIOKABAT
KJIETKUTE B KOCTHUSA MO3BK,
TakKa 4Je J1a Morart ga ObaaT
3aMEHEHH C TEHHO
KOPUTUPAHUTE KIETKU BbB
Waskyra.

15 no 30 MunyTH TIpEIN
nHQy3us Ha Waskyra

Moske fa ce naje JeKapcTBo,
Hape4eHO aHTUXUCTAMUH

3a J1a ce mpeoTBpaTH
aJlepriuyHa peakius, CBbp3aHa
¢ uH(y3ura.

Hauano na nndys3usara Ha
Waskyra

Waskyra ce npumnara upe3
BiuBaHe (MH(Y3Us) BHB BEHa.
Tosa ce ciryuBa B 0OJHHIA U
poIbKaBa 0Koia0 30 MUHYTH
3a BceKH MH(Y3UOHEH CaK.
Bposr Ha cakoBete 1€ ce

pasjin4daBa IIpyu BCCKU MAIMECHT.

3a MH)XEKTHpPaHE Ha CTBOJIOBU
KJIETKH, ChABPKaIU
npaBuiaHUs reH WAS, B
KpBBHUS MOTOK, KOWTO I1I€ TH
JOCTaBH /10 KOCTHUS MO3BK.

Cnen undysus nHa Waskyra

Ille octaneTe B OONHUIATA B
MPOIBIKEHUE HA OKOJIO
4-8 ceqMuIM.

3a Bp3cranoBsaBaHe. Ille
ObaeTe HAOIIOIaBaHH, 3a [1a CE
MIPOBEPH JIAJIU JICYCHUETO
JIEMCTBA U JTaJIU BCUUKHU
HEXEJTaH! PeakInd MOTaT Ja
ObIaT JeKyBaHH, JOKATO
JIeKapAT He ce YBepH, Ue €
0e30macHo Jja HaIyCHeTe
OoJHUIIATA.

4. Bb3MoKHN HeKeTaHU PeaKIuu

ITo BpeMe Ha KITMHUYHUTE U3MHUTBAHNUS, TpoBeieHN ¢ Waskyra, He ca onpeeieHn HeKeJIaH! PeaKIIii
Ha caMus JIEKapCTBEH NMPOIYKT. BhIIpeku ToBa mpoueaypuTe 1 JiekapcTpara, HEOOX0AUMH 32
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npujaradie Ha JICKapCTBOTO, B KOM6I/IHaL[I/I$I ChC CHCTOSHHETO Ha OOJIeCTTa BI/I, Morat Aga nNpuynuHAT
HEXCJIaHU PCaKIUH, BBIIPCKHU Y€ HC BCUYKHU I'Y [MOJTy4aBaT.

Cepnomn HEXKEJIaHU PeaKIuu — He3a0aBHO NOTHPCETEC MEAULIUMHCKA NMOMOIIY

[ToTbpcere HE3a0aBHO CIIETITHA METUITITHCKA ITOMOII, aK0 3a0eJIe)KUTe HIKOE OT CIeTHUTE (Te MOTaT /1a
ca CEpHUO3HH):

KomOnHanus oT HAKOJIKO OT CICIHUTE CHMIITOMU: MTOBUITICHa Temriepatypa (> 38 °C), BTpucane,
KallIHIa, 33]TyX, YCKOPEH IIyJic, 00bPKaHOCT, CHITHO HepasnojoxeHue. ToBa Moxe J1a IOBeJIe 110
cepro3Hu HH(EKIH (BKIIOYUTEITHO HHPEKIUS ¢ I’BOMYKH OT posia ACIIEPTUIYC), CEIICUC
(BKJIFOUMTENTHO CETICHC, MPUYHHEH OT OakTepHst oT pojaa [IceBJOMOHAC) UK acTTUpaI[MOHHA
MTHEBMOHHST — He3a0aBHO MOTHPCETE MEUIIMHCKA TOMOTII.

HeobOuuaiinnTe CHHMHU MM KbpBEHE, 0Jiea Koka, IPeKoMepHa yMopa, 00bpKaHOCT, HAMAaJICHO
YpUHHMpaHE WM NI0yBaHe Ha KpaKkaTa/TJae3eHnTe Morar Aa ObAar IoKa3aTelHH 3a 00pa3yBaHe Ha
KPBBHH CHCHPEIN B MAJIKUTE KPHBOHOCHU CBHIOBE, T.HAP. ,,TPOMOOTHYHA MUKPOAHTHOMATHS " —
MOTBHpPCETE CIeNIHa MEUIIMHCKA [TOMOII.

Kom6unanusta ot 00Jyika B cToMaxa/kopema, ojiyBaHe, BHE3aITHO HaJIaBaHEe Ha TErJI0, MOXKBJITABAHE
Ha KO)KaTa WIH 04uTe (KBITEHHUIIa) M NOTHbMHSBAHE HA ypUHATa Mpeanosara Te)XKKo YepHOAPOOHO
3abossBaHe (BEHOOKITY3MBHA YEPHOAPOOHA 6OJIECT), KOETO MOKE J1a Bb3HUKHE CJIE/T IIPHEM Ha
JIeKapCTBa 3a KOHAWIIMOHUPaHe — He3a0aBHO ce CBBPIKETE C JIEKap.

KbpBeHe B ropHaTa 4acT Ha CTOMAITHO-YPEBHUS TPAKT: TIOBPBIAHE HA KPBB WM MaTepHai, KOUTO
MIpUIINYa Ha yTaiKa oT Kade; YepHH, KaTpaHEeH! M3NPAKHEHUS; yCellaHe 3a C1adoCcT WK 3aMaiiBaHe
— He3a0aBHO MOTHPCETE MEIUIIMHCKA TOMOIII.

Texku peakiuy Ha CBPBXYyBCTBUTEIHOCT (2JIE€PTHYHHU PEAKIUH ), KOUTO MOTaT Jia BKIIFOYBAT IIIOK:
00pHWB MM KOTIPUBHA TPECKA, ChPOEK, 3aUepBIBaHe, MOAYBAHE HA YCTHUTE, JTUIETO, €3UKA FITH
'BPJIOTO, XPUTIOBE WX 3aTPYAHCHO JUIIIAHE, 3aMastHOCT WJIH MPHUIAIbK — He3a0aBHO MOTHPCETE
CIICIIHA MEIUIIMHCKA [IOMOLL.

Tpancdy3uonHa peakius (1o BpeMe Ha KphBOMPEIHUBAHETO MITH CJIe]] HEro): MOBUIIIEHA TeMIIeparypa
WM BTpHCaHe, 3ayX, 00JIKa B I'bpANTEe/THp0a, ThMHA ypUHa — HE3a0aBHO MOTHPCETE METUIIMHCKA
TIOMOIII.

I[pyl"lfl HEKEJIAaHU pCaKIuU (H36p0€HH o 9eCToTa, KaTo Ce 3amo4ynsa ¢ Haﬁ-‘ICCTI/ITe)

Muoro yectu (MoXe /1a 3acersar noseue ot 1 Ha 10 gyrmm)
Cromaturt (00JIE3HEHOCT WX S3BH B yCTATa)

Yectu (Moxe aa 3acerHar a0 1 xa 10 xymm)
T'pun

WHndexnny Ha TUKOYHNATE MIBTUIIA

Heytpomnienus (HuCHK Opoii Oemr KpbBHU KIIETKH )
Anemusi (HUCHK Opol YepBEeHHU KPBBHU KIETKH)
Kopemna 6o1ka

Huapus, xemopariuuHa (KbpBaBa Juapusi)
TToBpwbiane

Yprukapus

[Tok

IlomyBaHe Ha yCTHUTE

Adrtu

EpuTtem (3auepBsiBaHe Ha KOKaTa)

[upexcus (noBuIIeHa TemMIeparypa)
Brananenue Ha nuraBunnTe (Bbh3MaJICHUE HA IMTABUIIATA HA YCTaTa, HOCA/ThPJIOTO WIIM YepBaTa)
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[oBuiienn YepHOAPOOHN €H3UMHU (TTOBHILICHH YEPHOAPOOHHN €H3UMHU, HAOII0IaBaHU NIPU KPBBHH
H3CIICIBAHNS)

Cpo01iaBaHe HA HeKeJIAHU PeaKIuu

AKO TIONTy4HTe HIKaKBH HEXEJIaH! peakiny, yBeaomeTe Bamms nekap uinm MequiHcKa cectpa. Toa
BKJIIOYBAa BCUYKH BB3MOKXHU HCOMMMCAHU B Ta3u JIMCTOBKA HEKEJIAHU PCaKIIHHU. Moxete CBhIIIO Ja
CHOOINTE HEXKEIIAHU PEaKIUU IUPEKTHO Ype3 HallMOHATHATA CUCTEMa 3a ChOOIIaBaHe, IIOCOYCHA B
IIpunoxenune V. Kato crobimaBare HexXeIIaHT Peakiliny, MOKETE Ja MajeTe CBOS MPHUHOC 3a
MoJlyyaBaHe Ha oBeuye HHQOpMalns OTHOCHO 6€30MacHOCTTa Ha TOBA JIEKapCTBO.

5. Kak na coxpansiBate Waskyra

Ta3u uapOpMaNS € MpeaHa3HauYeHa caMo 3a JIeKapH.

Tbif KaTo TOBa JIEKAPCTBO Ce Mpriiara B 00JIHMIA, OOHUIATA € OTTOBOPHA 32 MPaBUITHOTO
ChXpaHEHHUE Ha JCKapCTBOTO MPEX U IO BpeMe Ha HeroBara ynoTpeda, KakTo U 3a MPaBUIIHOTO MY
HU3XBBLPIIIHE.

I[a C€ CbXpaHsiBa Ha MACTO, HEAOCTBIIHO 3a JCIa.

He n3non3BaiiTe TOBa IeKapcTBO Clel CPOKA HA TOAHOCT, OTOEINA3aH BEPXY €THUKETUTE Ha KOHTEHHEpa
1 UH(QY3HMOHHUTE CaKOBE.

He u3non3Baiite ToBa JiekapcTBO, aK0 HHPY3UOHHUST Cak € TIOBPEJCH WM OT HEr0 M3TUYa TEUHOCT.
[a ce cpxpansaBsa npu temnepartypa < — 130 °C. He pazmpassiBaiite npoykTa, JOKaTo HE € TOTOB 32
ynotpeba. Cnen pa3MpassiBaHe 1a ce CbXpaHsBa Ha craiiHa Temnepatypa (20 °C—25 °C) u na ce
M3M0JI3BA B paMKUTE Ha 2 Yaca. 3a MpOAyKTH ¢ KoHIeHTparus 2 X 10° knetkn/ml MakcUMAanHOTO
BpeMe IpH cTaifHa TemmepaTypa Tps6Ba na 0bae 45 munyTH. [la He ce 3aMpa3saBa MOBTOPHO.
CopxpansBaiite nHOY3nOHHI(TE) cak(0Be) B MeTamHaTa(UTe) Kaceta(n) 10 pa3Mpas3sBaHe.

He pa3neuarBaiiTe omakoBbYHaTa TOPOMUYKA IPEIN pa3MpassBaHe.

Hewunsmnon3BaHoTo J1€KapcTBO WM OTIAIbUHUTE MaTEpHUaId OT HEro TpsOBa J1a ce U3XBBPIIAT B
CHOTBETCTBHE C MECTHUTE YKa3aHHA 3a OOpaBeHe ¢ MaTepHalld OT YOBEIIKH MPOU3XO/I.

6. Chabp:kaHue Ha ONAKOBKATA M JONMbJIHUTETHA MHpOopManus

KaxBo chabpska Waskyra

AKTUBHOTO BEILIECTBO € ETYBETHIUICH aBTOTEMIIEN U C€ ChbCTOU OT Bai coGCTBEHU CTBOJIOBU
KJIETKH, KOUTO ChIbPKaT (PYHKIIMOHATIHU Komus Ha TeHa WAS.

Beexu un(ys3noneH caxk Waskyra 3a KOHKpeTeH MaueHT chabpxka 2-10 x 10° knerku/ml
JKU3HECTIOCOOHA KIeThuHa momynais, oborareHa ¢ CD34+ kneTku, mpu KOHIICHTPAIHs, 3aBHCeIa OT

rmapTuaarTa.

Hpyrute cbetaBku ca numetwicyiadokena (JMCO), pa3TBop Ha HATPUEB XJIOPUA U YOBEIIKH
anOymuH (BMKTE TOUKa 2, ,, Waskyra cvovporca nampuii u JIMCO ).

ToBa nexapcTBO ChAbPKa TEHHOMOAN(UIIMPAHH YOBEIIKN KPBBHH KIIETKH.
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Kak m3rne:xxna Waskyra u kKakBo CbIbpiKa OIIAKOBKATA

Wndysunonnata aqucnepeust Waskyra e 6uctpa 1o neko MbTHa, O€3LBETHA 10 KBITA UK PO30BA
KJIEThYHA TUCTIEPCHSI.

Waskyra ce noctass B 50 ml nady3nonen(an) cak(ose) ot eTwieH-puHIIaNeTat (EVA),
cpabpkami(u) 10-20 ml nady3nonHa nucnepcus. Bcexu nH(Y3MOHEH cak ¢ 1Ba HAIMYHH CHAMK MOpTa
€ OIIaKOBaH B OMakoBbYHa TopOuuka oT EVA, mocraBeHa B MeTallHa KaceTa.

Waskyra ce uzmnparia oT mpou3BOACTBEHUTE 0a3H 10 CHOPHKEHUETO 3a ChXpaHEeHUE B JICUCOHMUS
LEHTHP B Cpe/ia Ha KPUOTEHHO ChXPaHEHUE, KOWTO MOXKE J1a ChIbpPiKa HIKOJKO METAIHU KaCceTH,
MpeIHA3HAYCHU 3a ¢/IVH NalMeHT. Beska MeTanHa kacera chbpxka equH nH(y3noneH cak Waskyra.

IIpuTtexaTes HA pa3pellIeHHETO 3a yNOTpeda
Fondazione Telethon ETS

Via Varese 16/B

00185 Rome

Uranus

ITpousBoauTen

AGC Biologics S.p.A.
Via Meucci 3
Openzone

200091 Bresso (MI)
Hranus

JaTa Ha mocseaHO npepasriexaaHe Ha JUCTOBKATA.
JApyru u3touHuiu Ha uHpopmanus
IToapo6Ha nHGOpPMAITHS 332 TOBA JIEKAPCTBO € IIpeIoCcTaBeHa Ha yeOcaiiTa Ha EBpomneiickaTa areHnus

10 JIeKapcTBaTa: https://www.ema.europa.eu. [TocodeHu ca chIlo MpenpaTku KbM APYTH yeOcalToBe,
KBAETO MOXeE Jia c€ HaMepH HHPOPMAaLUs 3a PeIKH 3a00sIBaHUs U JICUCHHUSI.

Iocouenara mo-goy uH(popManus e MpeTHA3HAYEHA CAMO 32 MEIMIUHCKH CTIEIHAINCTH:
BaxHo e ja mpodeTeTe IsUI0TO ChbPKAHNUE HA Ta3U MPOLEAYpa, Ipeau aa npuioxure Waskyra.

IIpennasau Mepky peau padoTa ChC WM NPUIOKEHNE HA JIEKAPCTBEHUS HPOAYKT

Waskyra Tpﬂ6Ba Ja C€ TpaHCIIOpTHUpa B 1e4eOHOTO 3aBCICHUC B 3aTBOPCHU, YCTOI‘/'I‘{I/IBI/I Ha CUYIIBAHC U
IMPOTHUYaHC OIMaKOBKH.

e ToBa JIeKapCTBO CHABPKA TEHHOMOIU(DUIIMPAHN YOBEIIKA KPHBHH KIIETKH. METUITMHCKUATE
CHEIMATTUCTH, KOUTO padoTaT ¢ Waskyra, TpsiOBa 1a B3eMaT MOAXOIAIIM MIPEANa3HA MepKH (1a
HOCST PBKaBHITH, 3AIIUTHO OOJICKJIO W IPEIIIa3Hy 0YIIIa), 33 Aa ce n30erHe TOTCHIINATHO
npeaaBaHe Ha MH(OEKIUO3HU 3200 BaHHS.

e Waskyra TpsiOBa na ce cexpansiBa npu < — 130 °C mpe3 usiiioTo Bpeme, J0KaTO ChAbPKaHUETO Ha
caka He ce pa3Mpasu 3a HHQYy3UsL.

e  OOmmsT Opoif Ha NH(OY3MOHHUTE CAKOBE, KOMTO TPsIOBA J1a Ce TMPUIIOKAT, CHIIO TPsIOBa J1a OBe
MIOTBBP/ICH ChC CHECIUPUUHUTE 32 MAIUCHTA JaHHU B MHPOPMAIIMOHHMS JTHCT 3a mapruaara (LIS).
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OmnpenensiHe Ha J03aTa, KOATO IIE CE IIPHIIOKHU

e TpsaOBa BHUMATEIHO Aa ce 0OMuCIN 00eMbT Ha MH(GY3UATA BHB Bph3Ka ¢ Bb3PacTTa U TETJI0TO Ha
nanuedTta. Koraro nozata Waskyra, kosito TpsiOBa J1a ce IpHIIOKH, IPEACTABIISIBA TIOBEYE OT S1H
Ccak, Ipejiu BIUBAHETO TPsOBa J1a ObJIe CUTYPHO, Y€ 00EMBT Ha JICKapCTBOTO, KOWTO TpsiOBa aa ce
BJIe€, ChOTBETCTBA Ha MpenopbunuTenHust TuMuUT 32 JIMCO, T.e. o0ImusaT 00eM Ha npHriaraHus
JAMCO tpsi6Ba 1a octane < 1 % oT n3unciIeHns TIa3MeH o0eM Ha narenTa. CleoBaTeTHo
MakcUMaHUAT 00eM Waskyra, KOHTO cliefiBa J1a ce mpriioku, Tpsaosa fga octane < 20 % ot
W3YHCIICHUS MJIa3MeH 00eM Ha MalueHTa.

IToaroroBska 3a nHGYy3MSITA

e 3a eJMH NMAaLMEHT MOXKeE Ja UMa HIKOJIKO MHPY3UOHHU caka. Beekn nH(y3uoHEH cak ce
NpPEAOCTaBs B OMAKOBBYHA TOPOMUKA, KOSITO € MOCTABeHA B METallHa KaceTa.

e Bceku omakoBaH HH(Y3HOHEH cak TpsAOBa Ja ce ChXpaHsIBa B METaIHATA KaceTa B mapHara ¢asza
Ha TedeH azot mpu < — 130 °C, mo MoOMeHTa Ha pa3Mpa3siBaHe U HHOY3HS.

L HpOBepeTe BCHYKH HH(bYBHOHHH CaKOBC U MMOTBBPACTE, Y€ BCCKU I/IHq)y3I/IOHCH CakK € B paMKHUTC Ha
CpOKa Ha TOAHOCT, KaTO MU3IIOJI3BATC MPUAPYIKABAIIINL I/IH(l)OpMaI_II/IOHCH JIUCT 3a napTrujaarta.

IIpoBepka npeau pa3Mpa3siBaHe

e He usBakzaiiTe MeTanaHaTa KaceTa OT cpejaTa Ha KPHOTEHHO ChbXpaHEHHE U He pa3MpassiBaiiTe
Waskyra, 1okaTo malMeHThbT He € TOTOB 3a BIMBaHe. Tpsa0Ba Ja ce KOOpAMHUPA BPEMETO Ha
pa3mpazsaBaHe Ha HHPY3HOHHUsI(UTE) cak(oBe), chabppxam(n) Waskyra, u nady3usTa.
[ToTBBpIETE IPEABAPUTEITHO BPEMETO Ha HH(Y3HIATA U aJanTHPalTe HAYaJI0TO HA
pa3MpassBaHeTo, Taka 4ye JEKapCTBEHUT MPOAYKT Ja € TOTOB 3a HH(Y3HUs, KOraTo MAlUeHTHT €
TOTOB.

e OrTBopeTe MeTaTHATa KaceTa M MpoBEpeTe TOpONIKaTa 3a OIaKoBaHe M MHPY3HOHHUS CaK 3a
HapylaBaHe Ha IeJ0CTTa Ipean pa3MpassiBaHe. AKO JlajieH HH(Y3HOHEH CaK € IOBPE/ICH,
clieIBaliTe MECTHUTE yKa3aHUS 32 OOpaBeHE C OTMAIbIM OT MATEPUAN OT YOBEIIKU MPOU3XOI U
He3a0aBHO Ce CBBPIKETE ¢ PUTEKATENS Ha pa3pelIeHUeTo 3a ynorpeda.

e Ilpenu pasmpassBanero Ha Waskyra TpsiOBa 1a ce mpoBepH Jajiii CAaMOJIMYHOCTTA Ha TTallUeHTa
CHBIaJa C YHUKAJTHHUTE JaHHHM 32 MMAlEeHTa, TOCOUCHA Ha ETUKETUTE Ha onakoBkara. Waskyra e
npeAHa3HauYeH eJUHCTBEHO 3a aBTOJI0XHa yrnorpeba. He pasmpassBaiite u He BnuBaiite Waskyra,
aKo MH(pOPMAaIUATA 32 KOHKPETEH MAIlMEeHT Ha €TUKETa BbpXYy MH(Y3MOHHHA CaK HE OTroBaps Ha
NpEABH/ICHUS TTAIUCHT.

PasmpassaBane

Cren BHUMATEIHO U3BaXKAaHE OT METalIHATa KaceTa, pa3Mpas3ere HH(Py3UOHHMS CaK B HEroBaTa
3arevaTana orakoBb4YHa TopOruka npu 37 °C B ypen 3a KOHTPOJIMPAHO pa3MpassiBaHe, JOKaTo B
MH(Y3UOHHUS CaK HE OCTaHE BUAUM JIEA.

e Crex mBIHOTO pa3MpassBaHe CaKkbT TPsIOBa ja ce M3BAIM BEAHAra OT Pa3MpassBamioTo
ycrpoiictBo. [IpenopbuBa ce Waskyra 1a ce npunoxu He3ab0aBHO ciiel] KaTo pa3MpassiBaHETO
HPUKITIOYH, 32 JIa Ce 3ara3y KU3HECIIOCOOHOCTTA Ha KIETKUTE B IPOIYKTA.

e OrmakopbyHaTa TOPOMYKA TPsIOBA Ja C€ OTBOPH BHUMATEIHO, 32 J1a C€ N3BaI WHOY3UOHHUSAT Cak,

KOUTO TpsIOBa Ja ce ChXpaHsBa npu ctaitHa Temmeparypa (20 °C—25 °C) no MoMeHTa Ha
uH}py3HATA.
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e BaumartenHo pa3maukaiite HH(PY3HOHHHS CaK, 32 1a pecycreHaupare pazreopa. CbabpKaHHETO
Ha MH(Y3UOHHHS CaK TPsSOBA Jia Ce MPOBEPH 32 OCTAHAIM BUIUMU KJICTHYHHU arperatd. Mayikure
OyYKH KJIeThYEH MaTepual TpIOBa Ja ce TUCIeprupaT upe3 JIEKO phbUHO cMecBaHe. He
pa3KiamanTe caka.

e H}y3uOHHUAT cak He TPAOBa Ja ce Mue, 1a ce oOpbiIa 00paTHO, 1a ce B3eMar NpoOH OT Hero
W/WIH [1a ce pecyCIeHaupa B HOBa cpesia npean HHQY3HsL.

e Waskyra He TpsOBa 1a ce 00IpUBa, THi KaTO 0OTHUBAHETO MOJKE J1a IOBEIE 10 MHAKTUBHPAHE Ha
MPOAYKTA.

e Axo 3a J03ara 3a JIeueHre Ha TalieHTa € MPeI0CTaBeH MoBeYe OT eIuH HH(Y3NOHEH Cak,
CJIEBAIUAT CaK TPSOBA Ja ce pa3MpasH caMo CIIe]] KaTo ChIbPKaHUETO Ha MPEAUIITHUS CakK €
BJIATO HAITBJIHO.

IIpunoxenue

e Waskyra Tpsi0Ba a ce mpuiiara KaTo HHTpaBeHO3Ha MH(Y3Us upe3 LEeHTPaJIeH BEHO3€H KaTeThp,
CBIVIACHO CTAHAAPTHUTE IPOLEAYPH 3a MPOAYKTH 32 KJIE€ThUHA TE€PalHs Ha LIEHThPA, B KOHTO ce
W3BBPILIBA IPUIIAraHeTo.

o [IpenopbUUTETHUAT KOMIUIEKT 3a MPHUIOKEHUE C€ ChCTOM OT KOMILICKT 32 KPhBOMPEIUBAHE,
cHaoaeH ¢ puntep ot 200 pm.

e Bceku cak TpsAOBa J1a ce BIMBa IPaBUTALMOHHO B paMKUTE Ha 2 4yaca Clie]l pa3Mpa3siBaHeTo,
BKITIOYMTEITHO BCAKO MPEKBCBAHE 10 BpeMe Ha MH(Y3HUATA, 32 J]a C€ MOIIbpKa MAaKCUMAJTHA
KU3HECTIOCOOHOCT Ha MPOIYKTa.

e MaxkcumanHaTta ckopoct Ha HHQy3usaTa e 5 ml/kg/h, kaTo chABpIKAHUETO HAa BCEKH Cak TPsAOBa Aa
ce BIHMBa NpUOIN3UTEIHO 30 MUHYTH.

e Koraro e HeoOX0auM MoBeUe OT efuH cak Waskyra, cakoBeTe ¢ JIeKapCTBEHHUS TPOIYKT TPsAOBA 1a
ce pa3MpassBaT eJHH 110 CIIUH.

e [lanmeHTHTe, KOUTO MpEean TOBa He ca nManu excrnozunus Ha JIMCO, TpsibBa na ce Habmr01aBaT
BHUMATENHO. JKU3HEHUTE MoKa3aTeNin (KpbBHO HaJSITaHe, ITyJIC ¥ KUCIOPOIHA CaTypaIus) u
[osIBaTa Ha KaKbBTO U JIa € CUMIITOM TPsI0Ba Jia ce IMpoCeAsBaT 10 3 yaca cjiel HHpY3HsTa.

e B kpas Ha uH(y3MsITa IpOMUIiTE ISUTOTO KoynduecTBo Waskyra, ocranano B MUH(QY3UOHHHUS CakK, U
msaTa cucreMa ¢ Harpues xjopug 9 mg/ml (0,9 %) nHkeKunoHEeH pa3TBop, 3a J1a CTE CUTYPHH,
4ye Bb3MOXKHO Hali-MHOTO KJIETKU Ca BJIETH Ha NalueHTa. Tps0Ba BHUMATEIHO J1a € 0OMHUCIN
00eMbT Ha MH(Y3HUATa BbB BPb3Ka C Bb3PAcTTa U TEIJIOTO HA IALUEHTA.

IIpennasHu MepKH, KOUTO TpsiOBA a OBIAT B3€TU IIPU U3XBBPJISHE HA JIEKAPCTBEHUS IPOJYKT

Hewuzmnon3Banure ekapcTBEHU MPOAYKTH U BCUUKH MaTepHalld, KOUTO ca OMIIM B KOHTAKT ¢ Waskyra
(TBBPIN ¥ TCUHH OTHANBIIN), TPSIOBA Ja ce 00pabOTBAT M U3XBBPJIAT KATO MOTEHITHAITHO WH(EKIHO3HI
OTMaaBIM B CHOTBETCTBHE C MECTHUTE yYKa3aHHUs 3a paboTa ¢ MATepPHAIH OT YOBEIIKH MPOU3XOI.

Cny4aiiHa eKCHO3UIHS

e [lpu ciryqaifHa eKCIO3HUITHS TpsiOBa Ja Ce cla3BaT MECTHUTE yKa3aHUs 3a paboTa ¢ MaTepuaiu OT
YOBEIIKH MPON3X0/1. PaboTHHTE MOBBPXHOCTH U MaTEPHAIINTE, KOUTO MTOTCHITHMAIIHO ca OWIN B
KOHTakT ¢ Waskyra, TpsiOBa J1a ce IEKOHTaMUHHUPAT C TTOAXOIAM Je3UH(PEKTaHT.
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