ITAPAPTHMA 1

MEPIAHYH TQN XAPAKTHPIZTIKOQN TOY ITPOIONTOX



¥ To PAPLOKO 0VTO TEAEL LTO GLUTANPOUATIKY TOPAKOAOVONOT. AVTO Ba EMLTPEWEL TO YPIYOPO
TPOGIOPIGUO VEDV TANPOPOPLOV OGPAAELNG. ZNTEITAL 0O TOVG EMAYYEAUOTIEG VYEING VO OVAPEPOLY
omolecdNmote THAvoLoyoLEVEG avemBOUNTEG evEpyeleg. BA. Tapdypapo 4.8 yia tov 1pdno avapopdg
AVETBOUNTOV EVEPYEILDV.

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Strimvelis 1-10 x 10° kOttopoa/ml dtacmopd mpog £yyvon

2.  MNOIOTIKH KAI TOXOTIKH XYNOEXH

2.1 Tevin weprypoon

Kvuttapikd khdopa epmiovtiopévo pe avtoroya CD34" kottapa mov mepiéxel CD34" kdttopa Siapolvouéva
LE PETPOTIKO POPEQ, O 0OI0G KMOKOTOLEL TNV avBpdTTIvy aAinlovyio amapvacng e adevosiving (ADA)
cDNA oamd avOpomva apysyova aporomtike/tpoyovikd (CD34%) kottapa.

2.2 IowTiKi Kol TOGOTIKY] 60VOEsT

To @oppakevTikd TPOIdV EIVOL GUCKEVAGEVO GE EVaY 1 TEPIGGOTEPOLG 0loKOVG Eyyvons. Kdabe e1dikdg yo
Tov ac0evi aokdg £yyvong Strimvelis Tepiéyet KuTTAPIKO KAAGHO ELTAOVTIGHEVO pE avTOAoyo CD34*
KoTTOpa ov meptEyel CD34" khtTopo SIOUOAVCUEVE UE PETPOILKO POPEN, O OTTOI0G KWIIKOTOIEL TNV

avBpomvn aainiovyio ADA cDNA.

Ot mocotikég mAnpogopicg oyetikd pe to. CD34" kotTopa/kg kot 1o 6HVOLO TV KLTTAP®V 6TO TPOIOV
napovctdloviol oty emcpavon kéde maptidac. H cuykévrpoon eivor 1-10 x 106 CD34" kdtrapa/ml.

"Exd0yo pe yvootn 6paon:

To napov apuaxevtikd Tpoidv mepiéyet 0,15 mmol vatpiov avé ml.

IMoa tov TAnpn kaTdloyo TV ekdoywV, BA. Tapdypago 6.1.

3. OAPMAKOTEXNIKH MOP®H

Aloemopd TPog £YXLon.
BoA1 £m¢ Sy, dypoun Emg pol SoTOPA KVTTAP®V.

4. KAINIKEX TAHPO®OPIEX
4.1 OgpomevTiKég EVOEitelg

To Strimvelis evdgikvutat yio TNV avTIPETOTION acevov e coPapr] GUVOVLOCLEVT] AVOGOUVETAPKELL AOY®
OVEMAPKELOG TNG amapvaong e adevosiving (ADA-SCID), yio Tovg omoiovg dev dwotifeton katdAANAog
oLYYEVNG 00T G apyéyovav kuttapov pe HLA cuopfatotta (avBpdmivo Aevkokuttapikd avtiyovo) (BAéne
mapaypdeovg 4.2 ko 4.4).

4.2  Aocolroyio Kol TpOTOC Yopynons

To Strimvelis Tpémel va yopryeitol og eEE1OIKEVUEVO KEVTPO UETAPOCYEVCEMV, OO 10TPO LLE TPOTYOOUEVN
eumelpia ot Bepameia kot v avipetdnion actevav pe ADA-SCID, kabd¢ katl otn ¥p1on Tpoidvimy
yovidlokng Oepameiog ex vivo pe avtdéroyo CD34* kdttapa. To Strimvelis Oo mpémnel va yopnyeiton povo
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KaTOMY cLVEVVONOTG HE Tov acbevi kavn tnv okoyévela. Ot acBeveic avapévetal va evtaybovv og éva
unTpmo petd tn Oepameia Kot Oa TopakoiovBovvial oe pakpoypovia fdor.

To Strimvelis Tpoopiletat povo yia avtoroyn ypnon (PAEme mapdypopo 4.4).

Amonteiton epedpiko Setypa apyéyovov CD34" kuttdpmv mov va tepiéyet Tovddyiotov 1 x 10°CD34*
kotropa avé kg. To deiypo avtd mpénet va cuiieybel and tov acBevi TovAdytotov 3 efdopddeg Tpv and
Oepaneio pe Strimvelis. To e@edpikd delypa apy€yovav KTTapmV GLAAEYETOL Yo Yp1on ©¢ Oepameia
oMo G OE TEPIMTOOT ATOTVYING KOTA TNV TOPACKEVT] TOV TPOTIOVTOG, OTOTVYING TNG LETAUOCTYEVOTG T
TOPOTETAUEVTG ATAOGING TOV HLEAOD TV 00TMV UETH TN Bepameia.

O acBeviig Tpénet va givor o€ BEom va dwpicet emapkn CD34" kdtTopa Yo TV Topoyn
TovAdyiotov 4 x 10° kekobapuévwv CD34* kuttdpov/kg mov amatovvTal yio Ty Tepackevt] Tov Strimvelis.

[pwv and v Eyyvon, tpénel vo emPePformbel 0TI 1 TAVTOTNTA TOL 0COEVOVG AVTIGTOLYEL LUE TIG OLGLMOELS
LOVOSIKES TANPOPOPIES TOL 0oHEVOVG TTOV avaypdpovTal 6ToV (6TOVG) ackd(0Vg) £YYLONE TOV
(OPLOKEVTIKOV TPOIOVTOG KON otov epléktn (PAEre Tapaypdpovg 4.4 kot 6.6).

Tpoeroiuaacio mpv axo w Gepareio

Yvviotator 1 evoopAEPia yopnynon 0,5 mg/kg fovcovipdvng Kabe 6 dpeg Yo VO GUVEXOUEVES NUEPES,
EexvavTag Tpelg NUEPEG TPV amd TN xopnynon tov Strimvelis. H cuvolikr 666m fovcoviedvng

eivar 4 mg/kg dwupovpevn o 8 doceig v 0,5 mg/kg. Ta enineda g fovcovipdvne 6to TAGco O Tpénet
VO LETPMOVTOL LETA TNV TPDTN d00T KdBe NUEPAG Le SLodOYUKES ALOANWIES, YPNOYLOTOIDOVTOS KATAAANAN
pébodo. Av n AUC g Bovsovredvng vrepPaivetl ta 4.000 vavoypoppdpro/ml*h (974 pmol/1*Aento), n
d0on Oa pémel va pembet Baoet g AUC.

Tpokozopxtikny aywyn
Yvviotatar 1 evOopAEPLa yopRynon aviuctouvikov 15-30 Aertd mpv amd v £yyvomn tov Strimvelis.

Aocoloyia

To cvvictduevo docoroyikd edpog Tov Strimvelis eivon 2 wg 20 x 106 CD34" kottapa/kg.

Av 10 Tpoiov mepiéyet Myotepo omd 2 x 10° kouttopa CD347/kg, 0 Oepdnav 1atpoc 0o mpénel vo omoacicet
Yo TO av Ba TPOYMPNCEL LE TN YOPNYNON, Le Paon v e&atopkevpévn a&loAdynon 0péAong - KIvduvou.
Amotvyia g Beponeiog TapatnpnOnkKe oe Evav aoOeV| TOV AVTIPETOTIGTIKE OTIG KMVIKEG LEAETEG

ue <2 x 10°CD34" kottapo/kg.

To Strimvelis O Tpémel va yopnysitan udévo pio opa.

Ewwoi minbvcpuoi

Hlxiouévor
To mapov papuakevtcd Tpoidv dev mpoopiletar yia ypron oe aobeveig nhwkiog >65 etdv Kot dev €xel
peAetnOet oe TN TNY NAMKIOKT OpAda.

Neppixn dvalertovpyio
To mapov papuaxkevticd Tpoidv dev £xel peretn el og acbeveic pe veppikn duchertovpyia. Agv avopévetot
VO OTTOULTELTOL TPOGAPUOYT TNG dOONC.

Hrozixn dvalerrovpyio
To mapdv pappokenTKd Tpoidy dev Exel peletndel oe acbeveig pe natikn dvcAeitovpyia. Agv avouéveTol
V0, AOTEITAL TPOGAPHOYN TNG 0OGTG.



Touorotpiros tAnBoouos
H acpddeio kon ) amotelespotikdtnto ToV Strimvelis o moudid nAkiog kGto tov €51 unveav 1 dvo
TOV 6 ETOV Kot 7 unvav dev €xel tekunplobdel (PAEne mapdypago 4.4). Aev vdpyovv dabéciua dedopéva.

Tpomog yopnynong

To Strimvelis mpoopiletar povo yro evooeAEPia £yyvon.

THpogpvidceis mov mpémer va lopfavovor mpiv omo Tov YEIPIGUO 1 TH YOPHYNON TOD POPUOKEVTIKOD TPOIOVTOS
O emayyehpotieg vyeiag Oa mpémet vo Aapfivouy KaTAAANAEG TPOPVAGEELS (XP1OT YOVTIOV KOL YOOAIDV) Yo
™V amo@LYY| Thavig LeTAd0oMg AOUMODY VOGmV Kot TOV YEPIoUd TOL TPOIOGVTOC.

IMo 0d1yiec oyeTiKd pe TV TpoeToacio, TNV Tuyaic EkBeor kat Ty amdppryn tov Strimvelis, fAéne
Topaypaeo 6.6.

[Ipémet va ypnoponoleital GeT yopnynong Hetdyyiong ne giktpo. [pénetl va ypnoiponotodviat poévo iltpa
7oV poopilovtal yio ypNoN UE GET UETAYYIONC Y10 TV TPOANYT] 0KOVGLOG 0pOipESTC KVTTAP®V OO TO
TPOIOV.

O puBuodg €yyvong dev mpénet vo vepPaivetl ta 5 ml/kg/h. H dudpxeia yopnynong eivar mepinov 20 Aentd
(BAéme mapaypapo 6.6). Metd ) yopriynon, 6o mpémel va ypnoomoteitar cHpryya tov 50 m minpopévn pe
eVEGO Stdhvpa yhoptrodyov vatpiov 9 mg/ml (0,9%) yia v EkmAlvon Tov aoKoD.

4.3 Avtevoeigeg

YrepevoaicOnoio 61o Tpoiodv 1 o€ KAmolo amd Tt KO0y TOV AVAPEPOVTOL TNV TTaPaypapo 6.1.

Tpéyov 1 TponyodUEVO 16TOPIKO Acvyaipiog 1 LLEAOOLVOTANGIOG.

Oetkn doxipacio yio tov 10 g avBpdmvng avocoavendpkelos (HIV) 1 mapovsia orolovdnrote dihov
UETAOOTIKOD Ao1oyovoL Tapdyova mov meptiapfaveral otny woyvovca Odnyia g EE yia ta Kbtrapa kot
Tovg loToVg TPV amd T GLAAOYN TOL LLEAOD TV OCTMV.

Iotopkd mponyobuevng yovidiakng Oepaneiag.

4.4 E01kég TPOELOOTOUM|GELS KO TTPOPVAAEELS KATA TN Yp1]ON

Iyvniacwétta

[pénet va epapuolovtar ot amatTioEeLS LVNAACILOTNTAS Y10 QOPUOKEVTIKG TPOTovTa TpoMyUEVNg Bepameiog
Bacilopevng og kotTapa. [ ™ dteoediion g Yy vNAAGILOTNTAG, T OVOLOGIO TOV TPOiOVTOG, O aplipog
TapTidag kol To Ovop Tov acbevoig mov Ehafe Bepaneia Ba Tpémel va puidccovat yia mepiodo 30 etdv.

Avtdhoyn ypron

To Strimvelis TpoopileTal AmOKAEIGTIKG Y10, AVTOLOYT] YPNOT KOL OEV TPEMEL TOTE VO YOPMYEITAL OE KAVEVOY
GAAo acBevn ekTOg 0o Tov apyikd 3Ot v CD34" kuttdpov.

Kivéuvoc e16y®pnTIKne 0YKOYEVESNC

‘Exet avagepbel évo mepiotatikod Aepeogidong Asvyouiag T-kuttdpov o modi ue ADA-SCID 4,7 étn peta
1 Oepaneio pe Strimvelis (BAéne mapdypoeo 4.8).

YUVIGTATOL LOKPOYPOVIL TTOPOKOAOVOTON TV 0GOEVAV, LIE TOVAGYIGTOV ETIOIEG EMOKEYELG Y10 TO TPMTO
évtexa £1r, Kot TN ovvExew ot 13 kot 15 €t petd ) Oegpancia pe Strimvelis, 1 onoio Oa TeprrapPavet
AN PEG apodIdypopa e kaBopiopd Tomov, Broynukéc eEETACELS Kat EAeyy0 TG BLUPEOEBOTPOTOL
oppovng.



Tevikd

Agv &ygl yivel cuoTNUOTIKY 0E0AGYNOT TOV LOKPOXPOVIOV OTOTEAEGUAT®V Kol TNG OLAPKELNG TNG
avtonokpiong oto Strimvelis oty ADA-SCID népa and 8 étn petd ) Oepaneia (BAéne mapdypago 5.1).

Ot pun avocoroywkég ekdniwoelg s ADA-SCID pmopel va unv avtanokpiBodv oto Strimvelis.

AvopépOniay meptoTatiKd OINAOUATOV TOL SEPLATOC, TABOAOYIKNG NAEKTPOPOPTOTG TPOTEIVAOY 0POD Kol
0o £VO. TEPLOTATIKO ATOTVAOUATOG, TVELHOVIKAG MAlag Kot petopévov VP pemeptopiov T-kuttdpov.
ATI0AOYIKN OYEGN LE TO TPOTOV dev Exel TEKUNPLOOEL.

g OpIOUEVES TEPIMTAGELS O aoBevnc evdéyetar va unv pumopei va Aapet Bepaneia Loyw Cntnudtov Tov
oyetiCovton pue v mapackevn. Kotonv gi0omoinong, o Bepdnmv 10tpog eVOEYETOL VO YPELUCTEL VAL
TPOTOTOGEL AVAAOY®G TO TPOYpappa Bepaneiog Tovg acbevoidg (dnA. dtakomn g Oepameiog
TPOETOLLOCTING e POVGOLAPAVT KM yopnynon Bepomeiog pe To EPedPIKO delya apyEYOVOV KVTTAP®Y,
Katd mepinTmon).

[pénet vo Aapfavovtal VoY 01 TPOESOTOICELS KOl TPOPVAAEELS Y10 TO POPLOKEVTIKA TPOIOVTQ
HLVEAOQPOAVIGTIKNG TPOETOIUAGIOG,

Avoo06T0061 TOV 0VOGOTOUTIKOV GUOTHULOTOC

Katd ) didpkeio tov KAVIKOV peetdv, ot apiipoi twv T-Aepgpokvttdpwv (CD3T) kot tov NK (CD567)
KUTTAP®V PeATimbnKay petd amod tn Oepameio. Ot didpeoeg THéG oto, 3 £t HeTd T Yovidlokn Oepaneio nTav
KAT® TOL PVOIOAOYIKOD EDPOVG. ZVVIGTATAL GUVEYNG TOPAKOAOVON o).

Emnmhokéc kevipikov pAefikod kabetpo (CVC) cvunepirapfovouévov Aownéemv kot Opoufocemv

"Exovv avaeepBet avembBounta copPdvto mov oyxetiovral pe T xpnomn KEVIPIKOV AEPIK®V KabeThpmv
(CVO) (m.y., copapéc roypuméerg CVC ko Opdupwon tg ovokevng). Ot acOeveig Oa mpénet va
napakolovbodvtal TpooekTikd yio Tlava cuuBavta Tov oyetilovtal pe Tovg KOETPEC.

YrepevouoOnoio kot avidpdoeic oyetilougvec ue tnv £yyvon

To mapov papuakevTkd Tpoidv Ba TPEmet va xpnoLLOnOolEiTOL Pe TPOGOYY| o€ acbeveig pe vepevoictnoio
OTIG AUIVOYAVKOGIdEC ) 0T AevKmpativr Pogiov opov.

Amdppryn pOUTELONC

"Exovv avaeepbei tepittdoelg otig omoieg 1 Oepameia dev Tav emruync. Opiopévorl acheveic yperdotnke va
Eektvioouy €K VEOL Hakpoypovia Bepamneio eviLKNG VITOKATAGTAOTG KOV Vo vtoPAnBodv o
UETAUOCYEVCT| 0pYEYOVmV KLTTap®V (PAéme mapdypogo 5.1).

Ot acBeveic Oo Tpémet vo TopakoAoVOOVVTOL GTEVA Y1 TV EUEAVICT] GOPUPOV KOl EVKUIPLUK®DY AOIUMEEDY,
TOPOUETPMY OVOGOLOYIKNG VOGVGTOOT|G KOL Yio TNV avaykr Oepameiog vrokatdotaong e evoopAePia
avocoopaipivn (IVIG). Ze nepintwon EAletyng aviandkpions, cvvietator 1) évopén diiov ADA-SCID
Oepaneimv V7o TV emiPAeyT WTPOD.

Metddoon Aowwoyovou Tapdyovto,

Y piotatol pkpoc Kivouvog petddoong Aotpnoyovev mapaydviov. Ot enayyeAuatieg vyeiog Tov yopnyodv 1o
Strimvelis Tpénel va mapakoiovBoldv Tovg acbeveic yio onuein Kot GUUTTOUATO AOUMEEDV UETE TN
Oepameio Kot va TOVg YopMnyohv TNV KATAAANAN aymyn), EPOCOV KPIVETOL OmapaiTnTO.

Avtoovocio Kol 0voGoyoviKOTN T,




Ot aoBeveic pe ADA-SCID pmopel va avartdEovy autoavosio. 1o TAAIGI0 KAMVIKOV LEAETMV,

70 67% (12 and 18) tv acbevov mov EhaPav Bepaneia eiyav €ite ALTOAVOGH AVTICOUATO EITE GAAES
EKONADGELS (.. AVTOGVOoT) OpoUPoKVTOTEVi, CVTOAVOCT ATANGTIKY OVOLLIK, CVTOGVOGT MTOTITION Kol
ovvopopo Guillain-Barré) (BAéne mapdypoo 4.8). ZuviGTATOL GUGTNIOTIKT TOPAKOAOVONGT Yo KAVIKY
oVTOOVOGia.

Agv &yel mpayparomomBel Edeyyog avocoyovikotnTas pe To Strimvelis.

Ocgpamncio acHeviV KATm TOV 6 UNvVOV Kot Gve ToV 6 ETdV Kot 7 Unvav

H Bepancio Oa mpénet va ypnolponoteiton e mpocoyn o€ acoheveig KAT® TV 6 UNVAOV Kol Gve Tov 6 eTdv
Kot 7 unvov S10Tt dev vtapyovv dedopéva amd KAVIKES peAéteg og avtd ta Aok gupn. Ot peyoddtepng
niiag aoBeveig eivar cuvOmg Aydtepo tkavoi va dmwpicovv vyniovg apiBpovg CD34" kuttdpwv, yeyovog
OV oTMUaivel 0Tt o1 peyadTepNg NAkiog acbeveic dev wmopovv va Aapovv Bepamneio. H emtuyng mopoymyn
T-kuttapov petd ™ Beponcio pmopel emiong va ennpeactel omd LTOAEUHOTIKY Bopikn Agttovpyia, 1 ool
umopel va givar petmpévn og peyokvtepa maudid. H yprion tov mapdvtog gapuokevtikod Tpoioviog oe
acBeveic nAiog peyodutepng amd avTiV oL £YEl TponyouuEVmG uedetnBel Ba mpémet va e&etdleTon
TPOCEKTIKA Kol VO TEPLOPILETAL LOVO GE TEPIMTMOGELG OTIG OToieg Exovv e&avTAnbel OAeg ot dAleg eOAOYES
BepamenTikég emAOYEC.

OpodoyvaoTikOC EAEYYOC

Olot o1 acbeveig mpémet va e&etalovton yio HIV-1/2, HTLV-1/2, HBV, HCV ko1 pokomiacpa tpty and
GLALOYN HLELOD TV 0GTMV Y10, VO SIUCPOAIGTEL 1) ATOS0YY] TOV VAIKOU KLTTOPIKNG TTNYNS Y10 TV
Topackeun Tov Strimvelis.

Acbeveig mov eiyav Tponyovuévmg Ppebei Betikoi otnv nratitida C pmopovv va vrofAnovv o Oepameia pe
Strimvelis, vId TV TPODHTOOEST OTL ATOSEKVOETOL ATOVGia EVEPYOD Aoipméng pe ) xpnon e&étaong
VOUKAETKOD 0E£0G e OP10 TOCOTIKNG aviyvevong <15 debveig povadeg/ml. Apvnrikd amoteAéopata g
€&ETAONG OTALTOVVTOL GE TOLAAYIGTOV 3 SLUOOYIKEG TEPIMTMGELG GE OLAGTN O TOVAd IoTOV 4 £fdouddmv,
petd v odoxAnpwon g Bepaneiag yio v nratitida C, evd 1 tekevtaio eE€taom dev Ou mpémet va Exgl
Yivel TAV® oo 3 NUEPES TPV OO TH GLALOYT TOV KUTTAPWV.

A®ped oipoToc, 0pYOvVaV, 1I6TMOV Kol KUTTAP®V

O1 aoBeveic mov Aappdvovv Bepancio pe Strimvelis dev mpénet va dwpilovv aipa, Opyava, 16TOVG Kot
KOTTOPO Y10 LETAUOGYELOT], VA TACO oTIyUN 610 LEALOV. Ot TAnpogopieg avtég Tapeyoviat otnyv Kéapta
[Ipogidomoinong AcBevoug.

Metd tn yopnynomn tov Strimvelis

Y1000V 000 amoTEAEGHOTA TOLOTIKOD EAEYYOL Ba eivan dtaBéoipa poévo petd v Eyyvon tov Tpoidvtoc. O
Bepanav 10Tpog Bo evnuepwOel oTNV TEPITTMOON TOL PETA TNV £YYLCT TOV POPLOKEVTIKOV TPOTOVTOG
evTomIeOoHV KAWVIKA oMUovTiKd (NTpate mo1dTTag, OTmG amoTeEAECHATO EKTOG TV TTpodiaypapav. O
wTpog Oa pémel va mapakolovdei koM va aviwetonilel Tov acbevi 0nmg evdsikvutal o€ kdle mepintwon.

IIepektikdTnTo 6€ VATPLO

Av106 T0 PapuaKeELTIKO TPOTOV TTepLEYeL 42 £wg 137 mg vatpiov avd dO6M, TOGHTNTA TOV IGOOVVAEL e
10 2 ém¢ 7% ¢ ovvietopevng amd Tov ITIOY péyiomg nuepnotag TpdcAnyng 2 g voatpiov yuo Evay eviiia.

4.5 Almiemopdosig pe GAL0 QOPUUKEVTIKE TPOTOVTO KoL GAAES HOPPES aAANAeidpaoNG

Agv &yovv Tpaypatonom el perétec oAniemdpacewy. Agv avapévetal oAAnAeniopacn tov Strimvelis pe
TNV OIKOYEVELN NTATIK®V VDUV TOV KuToXpdpatog P-450 1 pe petagopeis apudKmy.

Eupoita and {dviec opyoviopong




Agv &xet peletnBel n acediela g avosonoinong e epupfora Loviov v petd tn Oepaneia pe to Strimvelis.
O gppoilacudg pe epPforia Lovtov 1ov dev cuvictdral 6 fdouddeg mpv amd v Evapén g un
LVEAOOPOAVIOTIKNC TPOETOUAGIOG KOl LEYPL TNV OLLOTOAOYIKT KOl 0VOGOAOYIKT] OTOKOTAGTACT] LETH TN
Oepamneio pe to Strimvelis.

4.6 Tovipétnra, KONON KO Yorovyia

Agdopévov 611 to Strimvelis dev mpoopiletar yuo xpnon o€ eVAAIKeS, dgv LILAPYOVV S100EGLO dESOUEVA Yol
TN (PNON KOTA TNV EYKLVHOSHVI 1 TO ONAacUd 0TOV AVOP®TO Kot LEAETEG Y10 TNV OVOTAPAY®OYT TOV (O®V.
e 0,TL apopd T yovipotnta, cvpPfovievdeite v IIXII tov QoppakeLTIKOL TPOIOVTOC LVEAOAPAVIGTIKTS
npoetolpaciog. Emonuaivetal 01t o Oepdmmv 1atpdg TPEMEL V. EVIUEPDGEL TOLG YOVEIL/PPOVTIOTES TOV
000EVOUG GYETIKA LLE TIC EMAOYEG KPLOGLVTIPTONG CTEPUOYOVAOV OPYEYOVAOV KUTTAP®OV 1] @0BNKIK0D 16T0D.

4.7 Emopaceig 6Ty IKAvVOTNTA 001Y161G KO YELPLGHOV PN UVILATOV

To Strimvelis dev &yl kaBOAOL 1 (el ApEANTEN LAKPOYPOVIL ETLOPOOT] GTNV IKOVOTITA 0O YNONG KO
YEPLGLOD UNyovnUAT®V.

4.8 AvemOopnteg evépyereg

IIepiinymn Tov TPOEIA AGQAAELOGS

H acpdleia tov Strimvelis a&toAoynOnke og 33 dropa, oni. 22 acbeveig mov édafav Oepomeia oto TAGic10
TOV TPOYPALUATOS KAMVIKNG avantuéng kat 11 acBeveig mov éhafav Bepaneio oe pun KAviko meptBdAlov, e
dudpeon dudpkela Tapakorovdnong 12 etdv yuo tovg acbeveig mov Ehafav Bepaneio 610 TANIGIO KAMVIKOV
peAetav kot 1,5 €tovg yuo tovg acBeveic mov EhaPav Bepaneia o pn Khvikd mepBaiiov.

Agdopévon Tov UiKpov TANOVGHOD TV achEVdY Kot ToL LEYEDOLE TV KOOPTMV, 0L AVETIOVUNTEG EVEPYELE
7OV TOPOLGLALOVTUL GTOV TIVAKO TTOL 0KOAOVOEL EVOEYETAL VO UMV TAPEXOLY Li0, OAOKATPOUEVT] EIKOV.
GYETIKA UE TN VO™ Kal T1 GLYVOTNTA OVTOV TOV GVUPAVTOV. XTI coPapég avembBOUNTEG EVEPYEIEG
neprrapPavovron o&elo Agvyopio T-kuTTdpmv Kot avtoavosio (7T.). LTOAVOCT] ALOAVTIKY| OV,
ALTOAVOCT AMAQCTIKY avapio, avutodvoot nrotitida, avtodvoon Opopporevia kot chvdpopo Guillain-
Barr¢). H mo ouyvn avemBountn evépyeio mov avapépOnke nrav mopeia.

KatdAoyoc ovemQOUNTOV EVEPYEIDV GE LLOPEOT TIVOKO,

Ot avemBopnteg evépyeteg mapatifevion Tapakdtm Katd Katnyopia opyavikod cvotipatog tov MedDRA
Kot ovyvotra. Ot KoTnyopieg cuyvoTNTOS TOL YPNoomotovvTaL givat: ToAD cuyvég (> 1/10) xan cuyvég
(=21/100 éwg <1/10). Evtoc kB katnyopiag cuyxvotntag ELGAVIONS, ol avembOunTeg evépyeleg TapatiBevron
katd eOivovca celpd cofapotnTac.

Katyopia opyavikoo oA ovyvég Yoyvég

GUGTILOTOG

Awtapayés Tov aipetog kol Tov | Avoipia®, AvT0dvooTn aptoAvTIKN

AEPNPIKOD CVLOTINOTOS ovdetepomevia® avaipio, avTodvoon
OTAQCTIKY avoLpia,
avtodvoon
Opoppokvtonevia

AWTaPayES TOV EVOOKPIVIKOD Y7robvpeoediopnog AvTtodvoor Bupeociditioa

GVLOTHNOTOG

Neomhaopata kaion6n, O&eia Aevyoupio T-

Kokon0n ko pn kedopiopéva KUTTOP®V

AWTapayés TOL VEVPIKOV Xovopopo Guillain-Barré

GULOTNHNOTOG

Ayyerokég droTapayés Ynréptaon®




AvomvevoTikéc, 0opakikég Aocfpa, aAlepykn

owaTapayés Ko owotTapayés pwitida

peco0mpaxiov

Hrotoyohkéc dratapayég Avtodvoon nratitida

AwTapoyéc Tov OEPNATOS KoL Atomikn deppatitioa,

TOV V0OGPLOV 16TOV éxlepa

Ievikég dratapayéc kKo IMopeéia

KOTOOTAGELS TNG 0000

xopfiynong

Hopaxivikég eEeTdoerg AvEnuéveg Tipég BeTikd ovTIcOUOT
nratikov evidpove, £€vavTL TOV
BeTucd avTuTLpNVIKA KUTTOPOTAGGLLOTOG TV
aviioopota (ANA), 0VOETEPOPIA®Y
OeTikd avTicOUOTO,
EVaVTL TOV AEIOV PVTKOV
wov

*AvemBounteg evépyeleg mov Bempeitar 0Tt evdeyopévmg oyetiCovron pe ) Bepaneia Tpoetoaciog pe
Bovsovrpdvn

Ieprypaen emAeyuEVOV OVETOOUNTOV EVEPYEIDYV

Agugoeidng Levyoupio T-kotrdpwv AOyw E1GYWPNTIKAS OYKOYEVEOHS

Amd tovg 33 acBeveig pe ADA-SCID mov éhaBav Bepancia pe Strimvelis, avaeépOnke éva teplotatikd
Aepogidong Aevyoupiog T-kuttdpov og éva mandi (cuyvotnta: 3%). To copPdav mapovsidotnke 4,7 £In petd
™ Ogpaneia pe Strimvelis. AT TV avaAvoT TOV TEPLOYDOV EVEOUATOOTG pETPOidV (RIS) aviyveddnke évag
uévo kuplapyog kKhmvog o omoiog Ppicketor mepimov 40 kb avdavtn tov yovidiov LMO?2, to omoio eivat
YVOGTO 0YK0YoVidlo, o TocoTTA > 98%.

Avooboraocn 100 avogomoITIKOD GOOTHUATOC

Oleg o1 avemBounteg evépyeteg mov mapovctdloviol otov mivaka (EKTOC amd ekeiveg TOV EVOEYOUEVOC
oyetiCovtor ue ™ PovcovApdvn) Bewpeitar 6Tt oyeTiloVTal LIE AVOGVGTAGT TOL BVOGOTOLTIKOD
GULGTILLOTOC, AOY® TNG PVUONG Kol TOV XPOVOL EKONAMONG TOVG. AVTEG 01 VTOAVOCES OVETIOVUNTEG EVEPYELES
avapépOnkav o dtopa petd t yovidtokn Oepaneia. H mieioymoeio avapépdnikoy kotd v tepiodo
TapakolovOnong dudpkelag 3 unvov £mg 3 eTdV Kot anédpopay, Le eaipeon Tov vToBVPEOEWIGHO KoL TN
OeticoTTO oTIG dokpacies yioo ANA. EmmAéov, ot oxetilopeveg e addepyia avemBounteg vEPyelec Tov
napovotdlovrol otov wivaka avaeEpiniay Kuping katd tnv mepiodo Tapakorovdnong didpkelog 3 unvov
€m¢ 3 eTdV.

Avogopd mavoloyoduevev avem@OunTov EVEPYEIHOV

H avagopd mboavoroyoduevov avemBiuntmv evepyetdv PeETd amd Tn yopnynon adsiog KukAopopiag Tov
(QOPLOKEVTIKOD TPOIOVTOG givorl onuovtik. Emttpénel ) cuveyn mapakorovdnon g oyéong
0PEALOVC-KIVOVVOD TOV QUPUOKEVTIKOD TPOTOVTOC. ZNTeital omd TOVG EMOYYEAUNTIEG VYELNG VO AVOPEPOVY
0mo1EcONTOTE TOAVOLOYOLUEVEG avemIBOUNTES EVEPYELEG LEGM TOV €0VIKOD GLGTIATOG AVAPOPES TTOV
avaypdoeetor oto [apdptnuo V.

4.9 Ynagpoocoroyia

Agv dwotiBevton dedopéva amd KMVIKEG LEAETES GYETIKA LE LITEPpdosOoLOYia e Strimvelis.

5. OAPMAKOAOI'IKEX IAIOTHTEX



51 @oappokodovopikéc 1010TNTES

Ddappokobepanentikn Katnyopio: AVocodleyePTIKOL TUPAYOVTEG, AAAOL VOGOJIEYEPTIKOT TOPAYOVTEG,
kwdwkdg ATC: LO3AX.

Mnyavioudc dpdong

Metd v éyyxvon, CD34" k0TTapa EVOOUOTMOVOVTOL 6TO HVEAD TOV 00TMV, OTOV Kot ETOKILOVY TO
OLLOTTONTIKO GUGTNLA LE Lo avaA0Yiol KUTTAP®OY TOV EKQPALOVY QOPLLOKOAOYIKA EVEPYA EMITEDD TOV
evlbpov ADA.

Metd v emtoynuévn LETOUOGYEVOT) GTOV 0COEVT], TO ATOTEAEGIOTA TOV TPOTOVTOG OVOLUEVETOL VL
daprécovv ¢’ dpov {onge.

DopuaKodVVOUKES ETOPACELS

Ta S16 100 TOGOGTA YEVETIKA TPOTOTONUEVOV KVTTAP®V GTO TEPLPEPIKO aiplal 6TO Eval £T0G Kot 6ToL 3 €N
uetd tn Bepameia, yio Tovg acbeveig Tov eyypdonKay oty TAOTIKT PHEAETN, NTav 28% (s0pog 6%-92%)

kot 30% (e0pog 8%-101%) CD19+ xvuttdpwv kot 73% (gbpog 20%-100%) ko 67% (gvpog 39%-82%) CD3+
KUTTAp®V, avtiototya. Ta S1AUECH TOGOGTA YEVETIKA TPOTOTOMUEVOV KVTTAPWOV GTO TEPIPEPIKO Oipa GTO
€10¢ 8 y1a Tovg acbeveic mov eyypaonkay 6N HLakpoypovie Tapaxkorovinorn frav 97% (gbpog 1%-101%)
CD19+ xvuttépav kot 101% (e0pog 1%-101%) CD3+ kuttdpmv.

H mapovoia dwoyovidiov odnyei oe avénuévn éxepacn g ADA. H didueon dpactnprotnta tg ADA éva
€10¢ petd tn Oepamneio (LovombpMva KOTTAPO OTOUIVACTC TNG 0OEVOGIVIG) GE AEUPOKVTTUPO TEPLPEPIKOD
aiparog rav 181,2 (edvpog 42,1-1678,2) nmol/h/mg npwteivng 6€ GOYKpIoN UE TN SIGUEST] TN KOTA TV
évapén g Bepamneiag (gvpog) 80,6 (30,5-92,3) nmol/h/mg npwteivng. H dpactnpidotnra g ADA mapéueive
avénpévn kad’ 6An T Sudpkela g 8€To0G TEPLOS0L TAPAKOAOVONGTG.

KMvik) omoTeAeGLaTIKOTNTO KOl 0GQAAELD,

Yvvoaka 18 acBeveic ue ADA-SCID éhapav Oepaneia pe Strimvelis ota TAaiclo piog avolkTiG TAOTIKNG
peAétng (AD1115611, N=12), 600 Tpod1umv ovolkTdv TAotikdv peketov (AD1117054/AD1117056, N=3)
Ko VOG TPOYPAUUATOS YOprynong tapnyopntikng Oepaneiog (AD1117064, N=3). X1ic peréteg
a&lohoynnke n xprion tov Strimvelis pe va g6pog 0,9 x 10°— 18,2 x 10°CD34" kottapo/kg. Orot ot
acOeveic EloPav Oepaneio TposTouaciog pe fovcoviedvn Tpv amd T yovidlakr Oepameia. Ot
neplocdTepol Eafav cuVoALKn doon 4 mg/kg evooelePimg Ge ¥pPoviKo SAGTNUA 2 GUVEYOUEVMV UEPDY
npwv and v £yyvon twv CD34" kuttdpov. Téooepig ovppetéyovieg iyav voPandei oto Topelbov og un
EMITUYN UETAUOCYELCT APYEYOVAOV KUTTAPWOV GO OAOTAVTOOT|LO 30T Kal 15 and Tovg 18 cuppetéyovteg
elyav AaPetl oto mopelBov Bepameio evOLUIKNG VTOKATAGTAONG [LE TPOTOTOUNUEVT e TOAVAOVAEVOYAVKOAT
Boela amapvaon g adevosiving (PEG-ADA). O acBeveic mov éhaPav oto mapehfoév PEG-ADA Siékoyav
avth ™ Ogpamneio 10 émg 22 nuépeg Tpv amd T Oegpaneio pe Strimvelis. H didueon nhikio o 6Ao
npdypappa rav 1,7 €t (edbpog 0,5 éwg 6,1) kot 10 61% Ntav appevec. To 83% 1rav Aevkol

(56% KavkdaoiovEvpomdikng kataymyng kot 28% Apafes/Bopetag Appikavikig

Kataywyng), 11% Aepoapepikavol/Appucavoi kot 6% Acidtec.

Acbeveic mov élafav Oeparmeio otny mAoTiky pelétn

H amoteleopartikotnta tov Strimvelis a&loloynOnke o pia TpIETH, OVOIKT TPOOTTIKN UEAETT GE OO
YoPic aderpo(n) 0ot (Tpia) apyéyovav kuttdpov ue HLA cvuPatdmra, ta omoia, site amétuyay vo
avtamokpBovv enapkmg otnv PEG-ADA eite gpodvicay dvcaveia eite dev eiyov mpocPacn o€ avty.

Ta amoteléopato ota 3 €T Yo Tovg aobeveic mov Ehafav Bepameio 6TV TAOTIKY PHeAETN TapovoidlovTal
otov [livaxa 1. H Oepaneio pe Strimvelis 001 ynoe o€ mocooto eniffioong 100% ota 3 £t petd m Oeponeio,
o€ Pelmon ¢ ouyvoTTOS GOPUP®Y AOIUDEEWMY, KL, € OAOVG TOVG CUUUETEXOVTES, 6€ avénon tov T



Aepporvttdpmv (CD3+) kot enineda Tov voukAeoTidiov deo&vadevosivny ota pAERIKA epuBpd apoceaipio
(RBC dAXP) petd v évapén g perAémng katw tov tabforoyik®v emumédwmy (>100 nmol/ml).

Hivakag 1. Anoteréopata ota 3 £11 Yo tAn0vop6 ITT oty mArotiki) perétn™

Koroinktiké onpeio "Evapén g "Etog 3/ 3 11 peta
perétnc/ Ocpansio P
npoOepameio

Empioon

n Mn gpapudoio 12

% 100%

YoPapéc Aotpudéelg

n 12 12

[Toco616 coPapdv Lotudemv ava 1,01 (0,68-1,46) 0,387(0,21-0,65)

GTop0-£TOC TOPATHPNONG
(95% duotnpo epmoTooHVNG)

T-Aeppoxvtrapa (x10%/1)
n 11 11

dtapeon tiun (€0pog) 88,0 (19-2718) 828,0 (309-2458)
% acBevav pe prefikn RBC
dAXP <100 nmol/ml petd omd

Strimvelis® Mn gQappOGIHO 11
n 100%
%

* TopmepihapBavopévay v dedopivav evog acbevois, To onoia cuAléyTnKay petd and Ty mapéufacn pe PEG-ADA
(>3 pnveg Bepameiog) N TN LETALOGYEVCT OULOTOMTIKOV OPYEYOVAV KUTTAP®V

* Bdoet oAoKANpNG TG TEPLOd0L Tpobepameing yio coPapéc AotdEels (avadpopkd cuALexBEvTa) Kot TV dedopévmv
OV GLAAETNKAY KATA TNV emiokeyn évapéng g perétng v ta T-Aeppoxdtrapa. O acbevig 10 dev eiye apykn Tyn
yw ta. T Aeppokdttapa.

PBéoet Tng tpietong meptddov petd ) Oepomeia yio v emiBimon kat tig cofapic Aopdielg, kot Tov dedopévmv Tov
GLAAEYTNKAY KT TV emickeyn ota 3 £t yio ta T-Aepeorvtrapa kot tn dAXP. O acBevig 8 anecpbn amd ™ pekém
pw and Vv eniokeyn ota 3 £t Kot cuvendg dev gixe otoyeia ya ta T Aeppokvttopa kot tn dAXP.

Y XoPapéc AoudEel elvar exeiveg ol omoieg amattovy voonieia 1 Tapdtoon g voonieiog. H mepiodog voonieiog

TOV 3 VAV apéong petd ™ yovidiakn Oepancia, eEapébnke amd ToV VTOAOYIGHO.

*dAXP=dAMP+dADP+dATP. Ta omotedécpota dAXP Bacilovial og pio ovEADGT GVTATOKPIGTG TOV TOGOGTOV TMV
acBevov petd omd yovidiakr Bepomeia, ot 0moiot IANPOVoAY TOV OPIGHO EXOPKOVG LETAPOMGLOD ATOTOEIVOONGS, KOl (G
€K T00TOV, N TN Evapéng dev epapudletat.

Kot v Evapén, 9 amd 11 (82%) acbeveig eiyov AXP <100 nmol/ml. Orot avtoi o1 acBevelg eiyov Tporyovpuévmg
AGPer PEG-ADA.

Aetrovpyio twv T-kottdpwv: Xtovg acbeveic mov éhafav Oepameio 6TV TAOTIKY HEAETN, TopaTPNONKE
TOALOTACGLOOUOG TV T-KuTTapmV MG avtamokpiorn otn di€yepon pe avti-CD3 avticdpoto (S1dpeon

T 62.629 cpm, gvpog 4.531 €wg 252.173) kan pe putooipacvykoAintivn (dtdpeon tyun 140.642 pm,
gvpoc 11.119 éwc 505.607), o0 1 £t0g petd ™ yovidiakr Oepaneio. H avtamdkpion avti dtutnpninke £mg
10 'Etog 3. Ta evprjpata 6ti tae TREC (T cell receptor excision circles) 6ta Ap@oKOTTOPO, TEPLUPEPLKOD
aiparog avénnkay avo g apykng TG (dtdpeon T 141, dpog 56 g 1.542 avtiypoaea/100 ng DNA)
010 'Etog 1 ko dratnpnOnkav éog 10 'Etog 3 petd m Bepoaneio, kabbg kot 6TL G0 01 GUUUETEYOVTEG Elyav
evoei&elg ToAVKAOVIK®V V-B aAbowv og €va 1] TEPLECOTEPO. YPOVIKE onuela LETA TN Yovidlakh Bepamneia,
OTOTELODV TTEPALTEP® VTOGTNPIKTIKA GTOLYXEID avATTLENC AettovpyiK®V T-KuTTdpmV.

Aetrovpyio. B-xvttapwv: Kat ot 12 coppetéyovteg mov Ehafov Bepameio oty TAOTIKY HEAETN EAApPovoay
Bepamneia pe IVIG ™ otrypn g mpokatopktikng agloldynong, Kot 7 coppetéyoves (58%) diékoyav
xpnon IVIG omv mepiodo mapaxorovnong didpketag 0-3 et@v petd tn yovidiaxn Oepameia.
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Maxpoypovio woparxorodOnon

[Mocooto emPimong 100% mapatnpnOnke Kot otovg 12 coppetéyovteg mov hafav Bepameio oV TAOTIKY
UEAETT), KaBmG emiong Kot 6Tovg 18 GUUUETEXOVTES GTIV OAOKANPOUEVT AVAAVLGT), LE O1GUEDT) O1APKELL
mapakorlovOnong nepimov 12 etadv. H emPinon yopic napéuPoocn oe avtdv tov miotikd minbuoud (1 omoia
opiletar g n emPioon yopic v avdaykn pokpoypdviag (=3 pnveg) eravévapéng PEG-ADA 1
petapdoyevons fractokvttdpmv) nrav 92% (11/12 dropa) (82% (14/17 dropa) yio Tov OAOKANPOUEVO
mAnbvouod). Evag acBevic mov éhafe Bepaneio oe mhotikn perétn dev eiyxe otoyeio enavévapéng PEG-
ADA, ko1 yio 1o A0yo avto e€apédnke amo v emiPinon ehevbepn mopiuPoacng oTov OLOKANPOUEVO
mAnbvoud. Makpoypovia PEG-ADA (mov vrepéPatve Toug 3 unveg cuveyovg xopnynons) xp1oLorotonie
o€ 3 acBeveic. Abo and Tovg acBeveig avTOVC 61N cLVEXELN EAAPoV LOGYEVLLO OPYEYOVOV OULOTTONTIKMV
KUTTOp®V ard cLUPatd aderPd Kot Evag acbevig mapépewve og ypovia Oepaneio pe PEG-ADA. Evag dArog
acBevn|g yperdotnke mapodikn yoprynon PEG-ADA e&attiog avtodvocov engicodiov (PAéme

apaypago 4.4)

Y1ovg aoBeveig ekeivoug mov Elafav Bepaneio oTNV TAOTIKN LEAETN KO GTI LEAETN LAKPOYPOVIOG
napakorovOnong (LTFU), n cvuyvotnto coPapdv Lotunéemv mapovciole TToTikn Tdon Kad’ 6An T
dupketa g meptodov mapakorovOnong (Ilivaxag 2).

Mivaxag 2 AOporsTikf ovvoTNTO GOPapdV LopAEEMV ava GvOpTo-£Tog £K0e0NS (CUVOVATHEVOG
Baocikoc tinBvopds ko TAn0vopos ITT pakpoypéviag Tapakorovdnong)*

I[Ipo ¢ | Metd ) Oepaneia
Oepameiog

Xpovikn n/a 3unvec- | Ewg2 ¢ |'Ewg3 ¢ |'Emg4€é |'EocS |'Ewg6€ | 'Eoc7 | 'Ewg8
nepiodog 1 étog ™m ™m ™m £ ™m £ £

Ap. 17 17 17 17 16 15 15 15 15
ovupetexd
VIQV

Ap. 40 11 18 18 20 20 21 21 21
cofapmv
AodEEDY

Yvyvomto | 1,08 0,73 0,56 0,35 0,30 0,24 0,22 0,19 0,17
cofapmv
AodEEDY
ava
avOpmmoét

0¢

*E&apovvral ta otoryeio amd Evav achevi| amd v mAotikny perétn 1 o omoiog dev mapakorovdnonke Emg To
étog 13 petd ™ yovidwaxn Oepamneio. n/a: un epapuocio

52 ®@appoxokivnTiKES 1O10TNTES

To Strimvelis givar pio avtoOroyn KutTapikn Oepomneio. H edon tov Strimvelis ivat tétoia, dote ot
oLUPOTIKEG LEAETEC POUPLOKOKIVITIKNG, OTTOPPOPNONG, KOTOVOUNG, LETAPOMGLOD Kot amooAng dev sival

EQUPUOCLUEGS.

5.3 IMpoxiivikd dedopéva Yo TNV a6QAALEL0.

Agv &xovv deayBel LelETEG OYETIKA LLE TNV OVOTOPOY®YT KOL TV OVATTUED.

MeEnyOn pia pehétn Prokatavoung didpkelac 4 unvav o movtikovg. Kottapa CD34" npogpydueva amd

VYEG avOpOTIVO aliplo. OUPAAIOD ADPOV, SIOUOAVGUEVO LE TO POPEX. TTOV YPTCLULOTOONKE Yo TNV
mapackevn Tov Strimvelis, yopnynOnkav evoopiefing og ToVTIKOLG GTOVS 0010V £iye yopnynOel Bepaneia

1"



npoeTolociog pe Bovsoviedvr. H misioyneio Tov moviikdv ELEAVIGOY 0VOGVGTOGCT] TOL OLOTOINTIKOD
GLOTILOTOG HEXPL TO TEAOG TNG MEAETNG. AViVEDTNKAY EMIONG YOUNAL ETITESQ OVOPOTIVOV KLTTAP®OV KOl
OAANAOVYLDV TOV POPEN OE LT UUOTIOINTIKG OPYava, EDPTUO. GOUPOTO LE TNV TOPOVGIO OiLATOG TTOV
mepleiye drapoAvouéva avBpmmva kuTTapa. Agv mapotnpOnkay avemBOUnTEG EVEPYEIEG OC TPOG TNV
emPloon, OUATOAOYIKES TAPAUETPOVS 1] TNV 10TOTABOAOYIKY] EIKOVA TV LEWOV®V 0pyaveV, EKTOG amd
OTMAEL CONOTIKOV PAPOVS Kol aTpodio dpye@v Kot @odnkmv, ebpnua copfatd pe T yopnynon
Bovsovrpdvng.

Agv &yovv de€aybei perétec kapkivoyéveong, kabmg dev vnpye dobéoio (ikd LOVTEAO Yo TNV
a&loldynon g oykoydvov duvatdtnrag tov Strimvelis, Adym g advvapiog enitenéng Lokpoypoviag
EVOOUATOONG SIOUOAVGUEV®Y KUTTAP®Y GE TOVIIKOVG.

6. DAPMAKEYTIKEX IAHPO®OPIEX

6.1 Koataroyog ekdoymv

Xhoprovyo vatplo

6.2 AovppoarétnTeg

EXeiyel peletdv cupfototnTog, To TopoV QOPUOKEVTIKO TPOIOV 08V TPETEL VO OVOUELYVDETL UE GALDL
(OPUOKEVTIKA TPOTOVTAL.

6.3 Awdpkero Long
24 mdpeg

A@o¥ apapedel amd Tov youydpevo ydpo OUANENS, To péyioto 90 Aemtda (15 °C-25 °C).

6.4 Idwitepeg TpoPuAGEELS KATA TN PVLAEN TOV TPOTOVTOG

dvrdooete vd Yo&n (2 °C-8 °C) éwg 6Tov 0 noBevnc etvon £torplog yia Bepameio.

Mnv 10 yoyete (2 °C-8 °C) apov to éxete apnost o€ Beppokpacia dmpatiov (15 °C-25 °C).

6.5 ®@Vo1 KOl GVOTUTIKA TOV TEPLEKTY

Aockog €yyvong tov 50 ml and cupmorvpepéc abvieviov-o&ukov Prvoriov (EVA), pe ayyunpd poyyog
dtaovvoeong pe axpo luer lock kKielopévo pe kdAvppa, o omoiog eivol GLCKELAGUEVOG GE
EMOVAYPTOLUOTOW OO EMTEPIKO TEPLEKTT).

6.6 Iowitepeg TPOPULAGEELS TOPPIYNGS KO GALOS YEPLONOG

Tpogpvlaleic mov mpémel vo daufavovion Kot Tov YEIplouo 1 T YOPHYNGH TOV QOPUOKEVTIKOD TPOIOVIOC

O emaryyedpotieg vyeiag mov yepilovton o Strimvelis Oa wpénet va AapPdvouy katdAinies Tpo@uAGEELS
(xpNom YovIu®V, TPOSTATELTIKOD POVYICUOD KOl LECOV TPOCTAGING Y10l TO, LLATIOL) Yio TV Amo@uyN ThavNg
UETAO0GNC AOUWDIDY VOGMV.

To Strimvelis petapépetor anevbeing oTIC WTPIKEG EYKATUOTAGELG OTIC 0moieg Oa die&ayBel n yopnynon g

&yyvong. O(ov) ackog(ot) £yyvong tomobeteitayovvrar) péca o KAEWOTO e@Tepikd meptéktn. Ot ackoi Oa
TPETEL VAL PLAACCOVTOL OTOV EEMTEPIKO TEPLEKTN PEYPL T YPNON.
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To Strimvelis mpoopiletar amoxkAeloTiKd Yoo avtdAoyn yprion. Ilptv amd v Eyyvon, Ba tpénel va
TPUYLOTOTOLELTAL OVTIGTOIYIOT TNG TOVTOTNTAG TOV acBevoDE LE TIG AmOPaiTNTEG LOVASIKES TATPOPOPIEG TOV
000gvoUg TTOL AVaypPAPOVTOL GTOV KUPLO KOV 6TOV eEMTEPTIKO TEPLEKTN).

AoV TOV AQULPECETE LLE TPOCOYN Amd TN HETOAMKT Kaoéta, (eoTdveTe TOV aoKd &yyvong o€ Beppokpacio
dopatiov (15°C-25°C) péoa ot GEPAYIGUEVT] GLOKELOGIO TOV KAT® od KAALUUN EAACUATIKNG PONG Yo
TOVAGYIOTOV 7 AETTA. AVOKIVIOTE OTTOAG TOV AGKO £YYVONG Y10 TIV €K ETOVASIAGTOPE TUYOV KUTTOPIKDV
CLGGOUATOUATOV. XOPNYNOTE XPNCLUOTOIDVTOS GET LETAYYIGEDV e GIATPO Y1a TNV apaipesT) TVYXOV
VTOAEUUATOV KVTTUPIKOV GUCCOUATOUATOV.

Ipogvidleic mov mpémel va Aaufavovior yio. Ty amoppiyn 100 QOPUOKEVTIKOD TPOIOVTOC

Ta aypnoomointa edppoxa 1) vIToAeippaTo TPETEL VO OTOPPITTOVTOL GOUPOVO, LUE TIG KATA TOTOVG
GYVOLGES KATEVOVVTNPIEG YPOUUES GYETIKA [LE TOV YEPIOUO PLOAOYIKOD VAIKOD avBpdTIVIG TPOEAELONG.
Olo. to. VA Tov €xovv épbel o€ emam pe to Strimvelis (oTeped KoL LYPA ATOPANTO) TPETEL VL
GLAAEYOVTOL KO VO, ATOPPITTOVTOL MG SLVNTIKG AOIULMOT ATOPANTO COUPOVA UE TIG KOTA TOTOVS IGYVOVGES
KaTELOVVTINPLEC YPOUUES VIO TOV XEIPIGUO BLoA0YLKoD LAKOD avOp®TIVNG TPOELELGTC.

Toyaio éxBson

H tuyaia éxbeomn oto Strimvelis npémnel va amopedyetat. e nepintwon toyoiog EkBeong mpémet vo TnpovvTol
01 KATé TOTOVGS 16YVOVGEG KATEVOVLVTNPIEG YPOLLUES Y10 TOV YEPIGHO BLOAOYIKOV VAIKOL avOpdmivng
TPOEAEVOT|G, GUUTEPIAAUPAVOLEVNG EVOEXOHUEVIS TNG TAVGONG TOV LOAVGUEVOL dEPUATOG KOL TG APOIPESTC
TOV HOAVGUEVOL POoLYIGUOD. Ot ETLPAVEIEG EPYACTOG KO TO VAIKG TOL £PYOVTOL EVOEXOUEVMG OE ETOPN UE TO
Strimvelis Tpémel vo amoAvpaivovtol e KOTAAANAO OTOAVUOVTIKO.

7. KATOXOX THX AAEIAX KYKAO®OPIAX

Fondazione Telethon ETS

Via Varese 16/B

00185 Rome
TtoAia

8. APIOMOX AAEIAY KYKAO®OPIAX

EU/1/16/1097/001

9. HMEPOMHNIA INPQTHXE EI'KPIZHX/ANANEQXHY. THX AAEIAX
Hpepopnvia tpmng £ykpiong: 26 Maiov 2016

Hpepounvia tehevtaiog avavémong: 30 Arpiiiov 2021

10. HMEPOMHNIA ANAGEQPHXHY TOY KEIMENOY

MM/EEEE

Aemtopepeic TANPoPopieg Yio TO TOPOV QUPLOKEVTIKO TPOioV gival S100€011EG GTO SIKTVAKO TOTO TOVL
Evpaonaikod Opyavicpod @oppdkov: https:/www.ema.europa.eu.
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ITAPAPTHMA 11

ITAPAXKEYAXTHYX THX BIOAOTI'TKQX APAXTIKHYE OYXIAX
KAI ITAPAXKEYAXTHX YIIEYOYNOZX I'TA THN
AIIOAEXMEYXH TQN ITAPTIAQN

OPOI'H IIEPIOPIXMOI XXETIKA ME TH AIAGEXH KAI TH
XPHXH

AAAQOI OPOI KAI AITAITHXEIX THX AAETAX
KYKAO®OPIAX

OPOI'H ITEPIOPIXMOI XXETIKA ME THN AX®AAH KAI

ATIOTEAEXMATIKH XPHXH TOY ®PAPMAKEYTIKOY
IMPOIONTOX
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A. HAPAXKEYAXTHX THX BIOAOTI'IKQX APAXTIKHY OYXIAY KAI TAPAXKEYAXTHX
YIHEY®OYNOX I'TA THN AITIOAEEMEYXH TQN ITAPTIAQN

Ovopa kat d1ev6vvon Tov TapacKeLAoT NS BLOAOYIKAC dPACTIKNAG OVGIOG

AGC Biologics S.p.A.
3 Via Antonio Meucci
20091
Bresso
ItaAio

Ovopa kat d1e0uvon 1oV TOPUCKEVOGTN TOV EIVOL VTELOHLVOC Y10 TNV ATTOOECUELCT) TOV TOPTIOMV

AGC Biologics S.p.A.
3 Via Antonio Meucci
20091
Bresso
Itolia

B. OPOI'H OI IIEPIOPIXMOI XXETIKA ME TH AIAGEXH KAI TH XPHXH

DappokevTikd TPoidy yio 10 onoio amatteiton meplopiopévn atpikn cuvtayn (PA. mapdptnua I: [lepiinym
TV Xapaxktnplotikdv tov [poidvtoc, mapdypapog 4.2).

I AAAOI OPOI KAI AITAITHZEIX THX AAEIAY KYKAO®QOPIAX
. Ex0¢cg1g Teprodkng mapaxorovdnong s acedierag (PSURS)

O1 aroutnoetg yo v vrofoin tov PSURS yia to ev Aoym pappokeutikd tpoidv opilovrar otov
KaTAAOYO UE TIg uepounvieg avapopds e Evoong (katdioyoc EURD), mov mapatifetor oty
napdypoeo 7 Tov apbpov 107y, tng odnyiog 2001/83/EK kot kébe emaxdAovdng extkaponoinomng,
OTMC ONUOGIEVETAL GTNV EVPMTOIKN SIKTLOKT TOAT| Y10, TO, QAPUOKOL.

A.  OPOI'H IIEPIOPIXMOI XXETIKA ME THN AX®AAH KAI AITIOTEAEXMATIKH XPHXH
TOY ®PAPMAKEYTIKOY ITPOIONTOX

. Yyéor0 owayeiprong Kivovvov (ZAK)

O Karoyog Adetag Kukhogpopiag (KAK) Oa die€aydyet Tig amattodpeveg dpactnploTnTes Kot
TOPEUPACELS PUPHOKOETOYPVTVIOTG, OTMG TOPoLGLALovTal 610 cLuemvNnBév ZAK mov
napovoidleTor otny evotnta 1.8.2 g ddetog kKukAopopiag Kot 0TolEcONTOTE ETaKOAOVOEG
gyKekpipéveg avabempnoeig tov TAK.

"Eva emucaporompévo XAK Oa wpémet va katotedei:

petd anod aitnuo tov Evponaikod Opyavicpod @appakov,

OTOTEONTTOTE TPOTOTOLELTAL TO GLGTNLA SaXEIPIONG KIVOUVOL, E1OTKA (OC OTOTELEG LA AYNG VEWDV
TANPOPOPLDY TOV UITOPOVY VA ETLPEPOVY GTUAVTIKT] OAAXYT GT1 6Y£0T 0PEAOVC - KIvODVOL 1| G
OTOTELEC A TG EMITEVENG EVOC OTUOVTIKOD OPOCTIOV ((POPUAKOETAYPOTVIOT| 1| EALOYLOTOTTOINGT
KIvodOVov).
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. EmnpdécOeta pétpa ehoyiotomoinons Kivovvou

[pwv and v Evapén kukrogopiag Tov Strimvelis g kaOe kpdTog pérog, o Kdtoyog tng Adetag

Kvxhopopiog (KAK) Oa tpémetl vo coppmviost pe mv EOvikn Appodia Apyn oYETIKA UE TO TEPIEYOUEVO Kol
TN HOPON TOL EKTALOEVTIKOD VAIKOV Y10, TOVG YOVEIS /ATON TOV TApEXOLV PPOVTION KOl TOVS ENOYYEALATIES

VYELOG, TIG AEMTOUEPELES TEPLOPIGULEVIIC GLVTAYOYPAPNGNG Kot TNV EAEYYOEVT TPOGPaoT 6TO £VTLTO
ovykatdfeong Tov TPoidVTOS, GUUTEPIAAUPOVOLEVOVY TOV LEGMV ETKOVMVING, TOVG TPOTOVS J10VOLUNG,

KaODC Kot 0TO1EGONTOTE AAAES TTVYES TOV TPOYPAUUATOG.

To Strimvelis o yopryeital og £vav €101KO KEVIPO PETAPOGYEVCEMVY, KO OO 1LTPOVG LLE TPONYOVUEVN

eumeipio otn Ogpaneia kot dwyeipton acBevav pe ADA-SCID kot ) xprion avtéAoywv kuttdpov CD34+ ex

vivo Tpolovtav yovidtokng Oepamneiag. 'Eva couminpopévo évruno cuykatdfeong tov mtpoidvtog sival

amopaitnto Tpw amod v évapén e Bepaneiog.

Ta exkmodevticd LA Oa Tpémel va kaAdmTovy Ta akoAovha (ntipota acedielas/Pacikd onueio:
OVTOOVOGI0, OVETITUYNG AVTOTOKPIOT OTr YOVIdlakh Oepameia kot kakon0elo AOym Eloy@PNTIKNG

oykoyéveong (m.y. Aevyaipia, poerodvoniacio).

. Ynoypémon Myng HETEYKPLTIKAOV PETPOV

O KAK 6o oAoxAnpdoet viog Tov SNAGUEVOD YPOVIKOD TANIGIOD, TO TOPAKAT® UETPO:

Heprypagn

Avapgvopevn nuepounvia

Mn enepPartikr) PASS: [Ipokeyévov va diepevvnBel n poakpoypovia,
OCQUAELN KOl OTOTEAEGUATIKOTNTA TG YOVIOLOKNG Bepameiog pe
Strimvelis, 0 KAK wpénet va die&dyet kot va vroPaiet To
OTTOTEAECLOTO, LLOIG LOKPOYPOVIOG TPOOTTTIKNG, U1 TOPEUPATIKNG
UEAETTG TapaKOAOVONONG, PNCILOTOLOVTOG OESOUEVA 0T £Vl
unTpmo acHevmv pe cofapn GLVILAGUEVT BVOGOUVETAPKELD AOY®
OVETAPKELOG TNG amapvacng e adevosiving (ADA-SCID), wov
érapav Beponeio pe Strimvelis. O KAK 0o mapakoiovfet tov kivévvo
OVOGOYOVIKOTNTOG, TAPEUPATIKNG LETAAALAEOYEVEST|C KOl OYKOYEVESNG,
kaOd¢ kot nratikng to&ikotrac. O KAK 0a e€etdoel v epedvion
OYYELOOIONUOTOG, OVOPUANKTIK®Y OVTIOPUCEMY, GUGTILOTIKOV
OALEPYIKAV EKOINADCEDV Kol GOPOp®OV SEPUATIKMY OVETIBOUNTOV
avTIOpaoe®mV KaTd TN SLAPKELL TNG TEPLOSOV TOPUKOAOVONGNG,
Wwitepa o€ gkeivovg Tovg aebeveic Tov glyav enttuyn avTamdKpion
kot éaPav ER 11 SCT. O KAK 0a a&oloynoet eniong v emiPioon

Yopic Tapéupaon.

0O KAK 6o oyediboet va
mePIMAPel TakTIKEG eKBETELC
TPOOOOV TOV UNTPDOOL GTNV
EIIITA kot va mapéyet
evolbpeoeg ekBéoelg g
peAETNG KABE 2 ypovia pEXPL
VO TELEIDOEL TO PNTPADO.
Evdidpeoeg exbéoeig tov
untpmov Oa vrofaiiovtal
kG0 2 ypoviaL.

H tehkn €kBeon g KAvikng
perétng Ba mpémet va
vrofAnOel 6tov o 50°%
acOevig

cuumAnpooet 15 ypovia
mapokorovnong: Q2 2046.
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ITAPAPTHMA I1I

ENNIXHMANXH KAI ®YAAO OAHI'IQN XPHXHX
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A. EINIXHMANXH
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ENAEIZEIX I1IOY IIPEIIEI NA ANAT'PA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA KAI
YXTHN XTOIXEIQAH XYXKEYAXIA

EEQTEPIKOX IIEPIEKTHX

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY IIPOIONTOX

Strimvelis 1-10 x 10° kOttopo/ml Stacmopd mpog &yyvon.

2. YXYNOEXH XE APAXTIKH OYZXIA

Kvuttapikd khdopa epmiovtiopévo pe oavtoroya CD34" kotrapa mov mepiéxel CD34" kdttopa diapoivopéva
LE PETPOTIKO POPEN, O OTO10G KMOKOTOLEL TNV avBpdmvny aAiniovyioo ADA cDNA pe
ovykévipoon 110 x 10° CD34" kottapa/ml.

3. KATAAOTI'OX EKAOXQN

[epiéyet emiong yYAmplovyo vaTplo

4. OAPMAKOTEXNIKH MOP®H KAI ITIEPIEXOMENO

Al0cmopd TPOGS £YXLON.
Ap. aoK®V £yYVONG

ZuvoMkog aplOpudg kuttdpov:  x 10°
CD34" xbtrapa/kg:  x 10°

| S. TPOIIOX KAI OAOX XOPHI'HXHX

APAcTE TO PUALO 0INYIOV XPNONG TPV OO TN XPNOT).
Mo evdoeAéPra ypnon.

6. EIAIKH ITPOEIAOIIOIHEIH S*YM®QNA ME THN OIIOIA TO ®APMAKEYTIKO ITPOION
IPEIIEI NA ®YAAXXETAI XE @GEXH THN OIIOIA AEN BAEIIOYN KAI AEN
MHNPOXEITIZOYN TA ITAIAIA

Noa puAdooetal o€ 0éom, TNV omoio dev PAETOLY Kot deV TPooeyYilovV Ta TALd.

7. AAAH EIAIKH ITPOEIAOITIOIHXH, EAN EINAI AITAPAITHTH

Movo yio avTOA0YT| YPNO).

| 8. HMEPOMHNIA AHEHX

AHEH: {HH MMMEE} {om:\\}
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Aldpketo Long LETA TNV apaipeoT amd Tov Yyouyouevo xdpo: 90 Aentd oe Beprokpacio dwpaTiov
(15 °C-25 °C).

| 9. EIAIKEX XYNOHKEX OYAAEHX

dvAidooete kKo petapépete vd Yoén (2 °C-8 °C).

ApNote Tov oK £YYVoNG LEGH OTI LETOAALKN KaGETo LEYPL Vo eloTe £TOLOL Y1a TN XOpTynon Tov. Mnv tov
yoyete Eavad (2 °C-8 °C), apov apebel oe Beppoxpacia dopatiov (15 °C-25 °C).

10. TAIAITEPEX ITPO®YAAZEEIX I'TA THN AITIOPPIYH TQN MH XPHXIMOIIOIHOENTQN
®APMAKEYTIKQN ITPOIONTOQN 'H TON YIIOAEIMMATQN IIOY ITPOEPXONTAI AIIO
AYTA, EOOXON AIIAITEITAI

To mapov edppaKo mePEyel YEVETIKE TPOTOTOMUEVE avOpOTIVE KOTTOPO.

Ta ayxpnoyomointa ApHAK 1) VITOAEIUHOTO TPETEL VO ATOPPITTOVTIOL GOUPMVO, LLE TIG KATA TOTOVG
1GYVOVGEG KOTELOVVTNPLEG YPAUUESG CYETIKA LLE TOV YEPIGUO PLOAOYIKOD VAIKOV avOp®dmIivng
TPOEAEVOTG.

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEIAY KYKAO®OPIAX

Fondazione Telethon ETS
Via Varese 16/B

00185 Rome

Itolia

12. APIOMOZX AAEIAY KYKAO®OPIAX

EU/1/16/1097/001

13. APIOMOZX ITAPTIAAX, XTOIXEIA AOTH KAI KQAIKOI ITIPOIONTOX

Hoptida:
Ap1Oudg acbevoic:
DIN:

14. TENIKH KATATAZH I'lA TH ATAGEXH

| 15. OAHTIEZ XPHIZHE

| 16. TIAHPO®OPIEX XE BRAILLE

H attiohdynon yio va pnv mepianedei n ypaen Braille givon omodext.
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17. MONAAIKOX ANATNQPIZTIKOX KQAIKOX — AIZAIAXTATOX TPAMMOQTOX
KQAIKAX (2D)

Agv gpapuoletal.

18. MONAAIKOX ANAI'NQPIETIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO TON
ANOPQIIO

Agv gpapuolertal.
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EAAXIXETEX ENAEIZEIX I1IOY HIPEIIEI NA ANAI'PA®ONTAI XTIX MIKPEX XTOIXEIQAEIX
YXYXKEYAXIEX

AXKOX EI'XYXHX

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOZX KAI OAOX(OI) XOPHITHXHE

Strimvelis 1-10 x 10° kOttopo/ml Stacmopd mpog &yyvon.
Mo evoopAéPra xpnon.

| 2. TPOIIOX XOPHI'HXHX

AwBdote T0 PUALO 0INYIDOV XPNOTG TPV O TN XPTON).

| 3. HMEPOMHNIA AHEHE

AHEH: {HH MMMEE} {0o:A}

| 4. APIOMOZX IMAPTIAAZX, X TOIXEIA AOTH KAI KQAIKOI ITPOIONTOX

Ap1Oudg ackov:
Ap1Ouodg acbevoic:
DIN:

5. HNEPIEXOMENO KATA BAPOZX, KAT' O'KO'H KATA MONAAA

ZuvoMkog aplOpudg kuttdpov:  x 10°
CD34" xottapo/kg: x 10°

6. AAAA XTOIXEIA

Mobvo yio avtOA0YT| YPNO).
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B. ®’YAAO OAHI'TQN XPHXHX
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@vAro oYLV 1 piong: IIAnpoopics Yo Tov a.60gvi) 1] To dTOpo TOL TOPEYEL PPOVTIOW
Strimvelis 1-10 x 10° kbtrapa/ml Swecemopd Tpog £yyvon

Kvuttapikd khdopa epmiovtiopévo pe avtoloya CD34" kottapa, mov nepiéyel CD34" kottapa
SLOUOAVGUEVD LE PETPOTIKO POPEN, 0 0T010¢ KdKoTolEl TNV avOpdmivn aAiniovyio cDNA ADA

V¥ To QAapUOKO 0VTO TEAEL LTTO CLUTAN PO®UATIKY ToPaKoAOVONGN. AVTO B emMITPEWYEL TO YP1YOPO
TPOGIOPIGUO VEDV TANPOPOPIOV acpdAelac. Mropeite va fondnoete péow g avapopdg mhovmv
OVETBOUNTOV EVEPYEIDY TTOV EVOEYOUEVMG TPOVGLALEL TO Todi cag. BA. téhog tng mapaypdpov 4 yia tov
TPOTO AVOPOPAS OVETBOUNTOV EVEPYELDV.

AwPaoTe TPOGEKTIKA OLOKANPO TO PUAAO 0ONYLOV Yp1iones TPy xopn YN0l 610 Tandi c0g VTl TO
QPapROKO, OL0TL TEPLAGUPAVEL CNUAVTIKES TANPOPOPIES Y10, TO TOLOL GOC.

- DdurdEte avtd TO EUALO 0N YDV Ypione. Towg ypelootel va to dwfdcete Eavd.

- Edv éyete mepattépm amopiec, pmTNOTE TOV YATPO 1) TOV VOGOKOUO TOL TTOd100 GOG.

- Edv to maudi cog mapatnpnoet kémoto avemBountn vEPYELd, EVIUEPDGTE TOV YIUTPO 1| TOV VOGOKOUO
TOV oS00 GO, AVTO GYVEL Kot Yo KAOe Thavi| avemBouuntr evEPYELD TOL SEV AVOPEPETOL GTO
Tapov OAAO 001 YLV Yprionc. BAéne mapdypapo 4.

- O ywatpog Tov Tad1oH oo Ba cag damoet pia Kapta [posidomoinong Acbevoic 1 omoio Tepiéyet
ONUOVTIKEG TANPOPOpPieg acPAAElng oYeTIKA LE TN Bepameio Tov Tad10V Gog e to Strimvelis.
AwBdote TV TpocekTiKd Kot aKoAovBeioTe TG avaypapopevesg odnyies.

- Na eépete mavta pali cog v Kdapta Ipogidonoinong AcBevoic kot va v delyvete Tavta 6Tov
YTPO 1| TOV VOGOKOUO ATV TOVG EMGKEMTETAL TO TTAdi 0aG 1] €6V TO TTOdl GO EMOKEPTEL TO
vocokopeio.

T tepréyer To mapév eOAro 0oNYLOV

Tt eivon To Strimvelis ko oo €ivat 1 xp1Hon ToL

T mpéner va yvopilete npv to Strimvelis yopnynOet oto noudi cog
[ yopnyeiton to Strimvelis

[MBavég avemBounteg evépyeieg

o va pvracoete to Strimvelis

[epreydpeva g cvokevaciog Kot AOTES TANPOPOpPiEg

ANl o e

1. T givon To Strimvelis kon wora eivar n ypfon Tov

To Strimvelis givat £va, €idog pappdkov mov ovopdaletat yovidtaki Oeponcia. [Tapackevaletar E101KA Yo
Kk60e acOevn).

To Strimvelis ypnoyomoleitol 6€ TAIdLd Y10 TNV AVTIUETOTION UaG GoPapng tabnong, mov ovoudletal
ADA-SCID (averdprero omouivaons e adevoaivyg -aofopn aovovaaEVH OVOTOOVETGPKEID).
Xpnoponoteital 0tav 1o modi cag dev umopel va AGPel HOGyEV A LVELOD TOV 0GTMV OO GLYYEVH 0T
S10TL 1 svuPoToTNTA dEV EIVAL APKETA LVYNAN.

H ADA-SCID exdnioveral e&aitiog evOg ELUTTOUATIKOD YOVIOIOU TOV HLOCOUIPI®Y TOV 0VOGOTOUTIKOD
GLOTNLOTOG TOL Tad1ov 6oc. Katd cuvénela, Ta kKoTTapa dgv Tapdyovv opKeT TOGOTNTA TOL EVEVLOL TOV
ovoudleton amouvdon e odevoaiviig (ADA) Kot T0 0voGOoTomTIKO GUGTNILA TOL ToUdL0D GOG OEV AEtTovpyEl
OMWOTA MOTE VO TPOGTUTEVEL TOV OPYOUVICUO OO TIC AOUDEELS.

IMa v Tapackevn tov Strimvelis, apy€yova KOTTOPO OO TOV HVEAD TOV OGTAOV TOV TS0V GOG

TPOTOTOLOVVTOL GE EPYACTNPLO Yo TNV El0aywyn Vg yovidiov to omoio mapdyet ADA. Otav avtd to
TPOTOTONLEVE, OPYEYOVO KOTTAPO YOPNYOUVTOL EK VEOL GTO TTOIdT 0aG, S101POVVTOL UE GTOYO TNV TOPAYDYN
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SLAPop®V THTWV AHLOCPUPIWV, COUTEPIAAUPOVOUEVOV TOV KVTTAP®OV TOV GUUUETEYOVY GTO OVOGOTOLTIKO
GUGTIULO TOV OO0V GOG.

2. T npéner vo. yvopilete mpiv To Strimvelis yopnynOei o€ cog (1 oto TNdi o)
To Strimvelis ogv givan kaTdAANAo Y10 0pLOPEVA ATONRO

To Strimvelis dgv mpémet va yopryeital edv To modi cog:

- &xel ahdepyio o€ OTOIOONTOTE OO TO, GVGTOTIKG AVTOV TOL POPLAKOV (AVAPEPOVTAL TNV
TOPAYPOPO 6)

- éxeln elye éva €idog kapkivov mov ovopdaletar Aevyouuio M| poelodveriacio

- elye Oetikd amotélecpa og Eleyyo yio HIV 1 ywa opropéveg dhieg hopndéers (o yatpoc cog 0o cag
oupPovredoel GYETIKG [E AVTO)

- éxel oM AdPet yovioraki) Oepomeia

IIposgidomou)oels Ko TPOPULAGEELS

[Inpoopieg GyeTIKd e PAPUAKELTIKA TPOIOVTO KVTTAPIKNG Pdong, 0mwg to Strimvelis, mpémet va
evidacocovtat Yo 30 ypdvia oto vocokopeio. Ot TAnpoeopieg oL TNPOVVTUL Yo TO oSl oag gival To Ovoud
ToV Kot 0 aptOpog Taptidag Tov Strimvelis wov Tov £yetl yopnynOel.

To Strimvelis TapackevdleTol AmTOKAEIGTIKG 0d KOTTAPO TOV 1610V Tov acbevoic. Aev Ba Tpémel ToTé va
Yopnyeital 6€ GALO GTOUO.

H ecaywyn evog véou yovidiov 6to DNA Ba propovoe va mpokaAésel kapkivo Tov aipatog. Exel avapepbel
éva TEPLOTATIKO KAPKIVOL TOL alipatog, Tov ovopdaletat Aevyoipio, o€ évav actevi apketd £tn Letd
Oepameia pe Strimvelis. H Aguyorpio Oempeiton onpavticodg avayvopiopévos Kivduvog og oeoT e TO
Strimvelis. Q¢ ek T00TOL, ElVaL GNUAVTIKO VO TOPAKOAOVOEITE TO TOUdT GOC Y10, GUUTTOUATO, AEVY LN,
AvTé cvumepAapuBavouy TpPeTd, SVGTVOLA, YPOTNTA, VUYTEPIVT EPIOPMOT|, KOTMOT|, SIOYKMOUEVOLG
AELPAOEVEG, GUYVES AOLUMEELS, TAOT] Y10, QUOPPAYiD, KOU/T EVKOAT EUQAVIOT] LOADTOV 1 LIKPOGKOTIKMOV
epuBpmv N P KNAd®V K&t amd o déppa. AV 10 Todi GG EKONADGEL OTOLOONTOTE ONd ALTA TA
CUUTTOUOTO, B0 TPETEL VO EXIKOIVAOVIGETE APECHG LLE TOV YIOTPO GOG.

[pwv and ) Oepoameio pe Strimvelis, Bo, xyopnynBovV 6to Tadi cog ahia eapuaKe (Yo TEPIGCOTEPESG
TANPOPOPIEC GYETIKA LUE QVTA TO PAPIOKE, COUTEPIAAUPBAVOUEV®Y TOV TIOAVOV OVETIBOUNTOV EVEPYEIDV,
BAéme mapaypdeovg 3 kot 4).

Av 1o Toudi cog elye mponyovpévag Bpedet Betikd oty nratitda C, Ba pmopet va Aafet Oepaneio vo
oplopéveg mpotimobicerg. O ytpdc cag Bo cvintioet avtod to Bpa pall cog, epodcov kpiel amapaitnto.

O kevTpikoi pAefikoi kabetpeg ival AemTol EDKOUTTOL COAVES TTOL EIGAYOVTOL OO TOV YIUTPO HECT O
UeyOaAn eAEPa yio mpdoPacn otV AUOTIKN pon} ToL Tadlod coc. Ot Kivauvol aVTOV TOV COANVOGCE®Y Eival
M ELEavion Aoméemv kot 0 oynuatiopnog Opoupfov aipatog. O yroTpds Kol T0 VOGNAELTIKO TPOSOTIKS Bal
TapakoAovBodv 1o Todi oag Yo TVXOV ETTAOKEG TOL KEVIPIKOL PAEPIKOD KabeThpa.

Y& oplopévoug acbeveic 1 Oegpaneio pe Strimvelis dgv frav emitoync. Ot acbeveic avtol EAafay evorlakTikég
Oepamentikég emAoYEC.

Yrapyet prkpog kivovvog Aoipméng wg anotéiespa tng Bepaneiog. Ot ylorpol Kot 01 VOOAEVTES TOL TALS10V
cag Ba To mapakorovBovv Kab’ OAN TN SLdpKeln TG Eyyvong Yo onpeio Aoipwéng kot 8o Tov Tapdcoyovy
aywyn, Epocov kpifel omapaitnto.

Opiopévor aoBeveic pmopet va avortdéovv avtoavoasiao, oni. vo Topodotndel pia 0vOGOAOYIKT amOKPIoN

KOTO TOV 1010V TOV KUTTAp®V 1| TV 16TV Toug (BAETE Tapdypago 4). O yiatpog Tov Tadiod cag Ha
ocv{nmoet ovto to Bpa pall cag, epdoov kpbet amapaitnro.
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Metd ) Bepamneia, To Todi oag dev Ba Tpémel va dwpicet aipla, Opyava, 16To0¢ 1| KOTTOPO Kob’ 0mo10dmoTE
oTypn oto péAiov. Avtd ocupfaivet yuoti To Strimvelis givon mpoiov yovidiaxmg Beponeiog.

‘Ortav n Oeponeio pe Strimvelis dev pwopei va ohokinpwOsi
2& OPICUEVES TEPITTAGELS, WTOPEL VOL UMV ELVOL EPIKTO VOL TPOYDPNCETE LE TNV TPOYPAUUATIGUEVT Oepameio
pe Strimvelis Yo Adyovg OTmg yio Tapdderypos:

. TPOPANUA LE TN MY TOV KVTTEAPOV OO TOV HVEAD TOV 0GTAV TOL TAdL0D GOG Yol TV TOPAUCKELT
TOL QOPUAKOL

. OVETOPKTG TOGHTNTO TOV GMGTOV TUOV KVTTAPWOV GTOV 16TH TOL EANPON amd ToV 0pyavIGHO TOV
TOO100 GOG Y10, TNV TOPACKELT] TOL PAPUAKOV

. un ovTomdKpIon ToV POPRAKOL GE OAOVS TOVG TOLOTIKOVS EAEYYXOVS

. KaOVGTEPTON OTN UETAPOPE TOV PAPUAKOVD OTNV KAMVIKT 07OV TO Todi cog Aappavel ) Oepameio.

[Ipwv and ) yopnynon tov Strimvelis, oto maudi cog Ba yopnynbei ynueobepaneia yio va apaipedel o
VAPV UVEAOG TV 00TAOV. AV T0o Strimvelis dev pumopel va yopnynOel petd m ynuetobepaneio n ov ta
TPOTOTTONUEVE apyEyova KOTTOPA eV eyKatactadovy (Euputenbolv) 6ToV 0pyavIGHO TOV TS0V GaG, O
yTpog Ba yopnyNoetl 6To madl Gog apyEyova KOTTAPO VITOKATAGTACNS YPTCLLOTOIDVING TO EPEOPIKO
delypa mov giye cvAleyDel kot amobnkevtel Tpv amd Vv Evapén g Bepaneiog (PAEre emiong mapdypapo 3,
g yopnysiton to Strimvelis).

Mrnopei vo yperaoteite Grhin Ogpamneia

To Strimvelis vrofdiieton og pio celpd EAEYY@V TPV amod TN xpnor tov. Enedn yopnyeital cdvioua petd
TNV TOPOGKELT] TOV, TO, TEAKA AMOTELEGLLOTA OPIGUEVAOV ATO QLTOVG TOVG EAEYYOVG Oev Ba etvan dtabéoipa
TPV OO TI YOPNYNOT| TOL PaPLAKoV. AV 01 €EETACELS OMOKAADWOLV OTIONTOTE OV Bl Propovoe va
EMNPEACEL TO TOUOL 0AG, O YIOTPOG B0l AVTIUETOTIGEL TO TAdT GOG KATUAANACL.

Al @appoxa ko Strimvelis
Evnuepoote Tov y10Tpd 60g £dv 10 modi oog maipvel, £l TPOGPATO TAPEL 1| UTOPEL VoL TAPEL AALDL
QAapLOKAL.

210 modi cag oev Tpémet va xopnynbodv epufoiia mov ovopdlovran epfoito amd {OVTEC 0pyavIGHOLS Yid
6 efoopadeg TpoTov AdPEL TO PApuKO TPpoETOATiaG Yio T Oepameio pe To Strimvelis aALd oVTE pETA ™
Oepameio Kot TO SIAGTNIO TOV TO GVOGOTONTIKO GUGTI LA TOV TULI00 GOG VOKOUTTEL

To Strimvelis tepréyer vatpro

AvT16 10 Pappako TeplEyel 42 £mc 137 mg vatpiov (Pacikd GueTaTIKO TOL HAYEIPIKOV/EMLTPATE(IOL OAOTION)
ava 8601, TocHTNTA TOL 160dVVaLLEL pe TO 2 £0G 7% TNG CLUVICTAOUEVNG LLEYIOTNG NUEPT|GLOG TPOCATIYNG
vatpiov yio Evav eviAIKa.

3. og yopnyeitan 1o Strimvelis

To Strimvelis yopnyeitatr wg evetahaln (éyyvon) o pio eAEPa (evdoplefing). H yopriynon mpémnel va. yivel
Uovo og e£E1OIKEVIEVO VOGOKOEID KOt OO 10TPO LE EPTELPiR OTNV ovTIHETOTIOT aoBeviv pe ADA-SCID
KoL 6T (PNoN aVToD TOL E100VG PUPAKOV.

pw amd Tv wapackevi] Tov Strimvelis, o yotpog Oa kdvel e€etdoeig yia vo fePfarmbel 6Tt To mOdl Gog
dev givon popéag opiopévav Lopuantemv (PAéne mapdypoeo 2).

Oa cvileyBovv 0V0 deiypata
O y10Tpog B GLALEEEL OVO BETYUATO KVTTAPMOV LVEAOD TWV OCTMV TPV GO TNV TPOYPOLLATICUET
Oepamneio:

TO £QEOPIKO OELYNA, TOV GLAAEYETOL TOLAGYIOTOV 3 €fdopadec mpwv amod tn Oepamneio pe Strimvelis.
Bo amodnkevTel TPokeEVOL va yopnynBel wg kuTTapa vIToKaTdoTaoNC £V TO Strimvelis dev pmopel
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va, yopnynOei 1 dev elvar amoteleopotikd (BAéne «Orav n Oepancia ue Strimvelis dev umopel vo.
0AoxAnpwBeiy otV TapPAyPOPo 2)

10 deilypa g Oepamneiag, mov cuAréyetan 4 £m¢ 5 nuépeg Tpv and t Bepaneio pe Strimvelis. Oa
ypnooroindel yio tnv mapackevn Tov Strimvelis, eledyovtag £va VEO YOViolo 6To KOTTAPO.

Mpw kot katd T owdpkela TG Ogpaneiag pe Strimvelis

ote Iowa givan 1 drdkacio INoti
TovAdyiotov 3 efdopddec Tpv T | XvAAoyn epedpikod delyuaTog aToONKELETA MG EPEDPIKO
Oepamneio apYEYOVOV KLTTAP®V detypa (pléme moparmdvm)
[Tepinov 4 éwc 5 npépeg mpv ZvAloyn delypatog apyEyovmv Y10 TV TOPOGKELT] TOV
) Oepamneia KLTTAP®V oV Ttpoopiletan ywo ) | Strimvelis (fAére mopomave)
Bepamneia
3 nuépeg Ko 2 NUEPES TPV Xopnynon evog papUdKov Tov Y0l TNV TPOETOLAGI0 TOV LVELOD
) Oepamneia ovopdtetar BovsovApdvn TOV 06TAOV Yo TN Bepomeio pe
4 popég v nuépa yia 2 nuépeg | Strimvelis kot Tov kaBopiopo
(8 dOoEIC GLUVOALKGEL) TOV VTAPYOVTOV
BAactoxvtTapv
[epimov 15 éwg 30 Aentd Mmopei va. yopnyn0et Yo voL pewwBovv o1 mBavotnteg
npwv T Oepomeio OVTUGTOUIVIKO PAPLOKO va gupavicete avtidpacn otnyv
gyxoon
To Strimvelis yopnyeitat... He evotaroén o€ pia pAEPaL.
Av10 Oa dropkéost Tepimov 20 Aemtd.

4. IMBavéic avemBounTeg evépyereg

Onwc 6Aa T Phproka, EToL Kot avTO TO PAPULOKO UTOPEL VoL TPOKAAESEL ovemBOUNTES EVEPYELES, AV KOt dEV
TapoLvoldfovtol 6e OAOVG TOVG AvOpOTOVG.

Ot avemBOunTeC EVEPYELEG TTOL GLVOEOVTOL [E TO Strimvelis TPoKAAOVVTOL ETELDN TO AVOGOTOINTIKO
GLOTNUO YIVETOL VTTEPOPAUCTNPLO KOl EMTIOETAL GTOVE 1GTOVG TOV 1010V TOV OpYyaVIGUOD. OPIoUEVEG
avemBounteg evépyeleg umopet eniong vo, oyetilovtal pe To PAPUAKO BOVGOVAQPAVT TTOV XPNCLUOTOLEITOL V1o
TNV TPOETOYLOGIO TOV HVEAOD TV 0GTAOV TOL TTd100 6ag yia T Bepancio. AVTEG o1 avemBOUNTEG EVEPYELES
elvar onuetpéveg pe aotepioko (*) 6Tov KOTAAOYO TOV 0KOAOLOEL.

oAb ovyvéc: pmopei va eanpedoovy nepiecotepa and 1 oto 10 aropa:

PVIKN KaToppon N ovuedpnon (atlepyixn pivitida)

ovptyude, duckoria oty avamvon| (dobua)

QAEYLOVOOEG dépUa. e Kvnoud (atomiky depuotitioo, Exieua)

avénuévn Bepuoxpacio (ropelia)

VIOdpacTNPLOg Bupeoeldng adévag (vrobvpeosidlouog)

oavénuévn aptnplaxy wicon (vrépraon)*

peimon tov apdpod TV epudpdv 1 Aevkdv apoceapiov (avoruia, ovdetepomevia)™®
avénon nratik®v eviOuwv (YEYovOgS oL VIOdEIKVOEL KOTOTOVOT TOV NITatog)*
OTOTEAEGLLATOL ALLLATOAOYIK®V EEETAGEMY BETIKA YL0L OVTITVPHVIKG OVTIOWUOTO. KOL OVTIGWOUOTO. EVAVTL
TV AglwVv uvikdv vy (YEYovOg oL UTOPEL VO VTTOINADVEL TOOVH AVTOOVOGi0)

Yoyvéc: pmopel va exnpeacsovy péypr 1 ota 10 dropo.
. epLOPEC N Lo P KkNAdEG 0T0 dépLa, aloppayia KaTom and to dépua (avtodvoon Gpouforvrorevio)
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. @AYoV TOL Bupeoedoig adéva (avtoavoon Bupeocidition)

. advvapio Kot GAYOC 6To KATM KOl Gvm GKpo Tov TPoKaAgitol amd PAAPN TV vevpwv (advdpouo
Guillain-Barré)

. QAEYLOVT] TOL NTTOTOG (AVTOGVOOH NIATITION)

. UEW®UEVOG aPlOUOG KVTTAPMV TOV GUOTOC (AVTOGVOOH QIUOAVTIKY OVOIUIR, ODTOAVOTH OTAACTIKY
ovoruio.)

. OTOTEAECLLOTO. AULOTOAOYIKAOV EEETAGEMV BETIKA Y10 avTiomUa EVOVTI TOD KDTTOPOTAGTUATOS TWV

0V0eTEPOPIALWY (YEYOVOG IOV B0l LTOPOVGE VO TPOKOAEGEL ALTOAVOGT PAEYUOVT] KO OION U0, TV
LOPOPOV ayyeimVv kot TOavOS ovénuéva eninedo AOUDEEDV)
. éva €100¢ KapKivoy TOV QipOTOC TOV ovopaLeTal Agvyoupiol

Edv €xete TuyOV EpMTNOELS GYETIKG [LE CLUTTOUATO 1] AVETIBVUNTEG EVEPYELEG N €AV OTTOLOONTTOTE
CUUTTOUOTO GOG TPOKOAODY avNnGUYia, EXKOVOVIOTE LE TOV YIOTPO 1] TOV VOGOKOO TOV TOd100 GO,

Ava@opd avemOounToV evepyELOV

Edv to maidi cog mapatnpnioetl KAmolo avemBountn vEPYELN, EVIIUEPDGTE TOV YLOTPO 1| TO VOGOKOLO GOG.
AVTO 1oyvEL Kot Yo kKEOe Thav| avemBountn VEPYELN TTOL OEV AVOPEPETOL GTO TOPOV PLAAO 0dNYIDV
ypNons. Mmopeite emiong va avapépete avemBounteg evépyetleg anevbeing, LECHO TOL EBVIKOV GLGTHLLOTOG
avapopdc Tov avaypapetal oto [apdptnua V. Méow ¢ avapopdc averiBounTov EVEPYEIDV UTOPEITE VA
BonOnoete 6T CLALOYN TTEPLGGOTEP®V TANPOPOPIDV GYETIKA LUE TNV UCPUAELN TOV TAPOVTOG PUPILAKOV.

5. Iog vo purdccete To Strimvelis
O Tinpo@opieg mov akorovBov argvdivovTarl pévo o€ YLaTpovs.
To pdppaxo avtd TPEMEL va PLAACGGETOL GE LEPT) OV OgV TO PAETOVV Kol OV TO POAVOLV TOL TOdLA.

Noa un gpnoonoteite ovtd T0 PAPUOKO PeTE TV Nuepopunvia kot dpo AnENg (EXP) mov avaeépetal oty
EMICT|LLOVOT] TOV TEPLEKTN KOL TNV EMIGTLOVGT] TOV OIGKOV £YYVOTC.

dvAidocete Vo Yoén (2 °C-8 °C) yia émg 24 dpsec.

AQNoTte Tov 0ok £YYVonG LEGO OTI LETOAAIKN KAGETO, HLEXPL VO €I0TE ETOLLOL Y10 TN YOPNYNOT TOV. APOV
aparpedei amd Tov Yyuyopevo xmpo pUALENGS, puAdETE Tov ot Beppokpacia dopatiov (15 °C-25 °C) 1w émg
90 Aemtd Kot PNV TOV YOYETE €K VEOV.

To Tapdv eappoKo TEPLEYEL YEVETIKA TpOTOTOMUEVE 0vOpdTTIVa KOTTapa. To aypnoylorointo eapuoKo 1
VTOAEILUOTO TPETEL VO, ATOPPITTOVTOL COUPOVO UE TIG KOTA TOTOVS I0YVOVGES KATEVOUVTIPLEG YPUUUEG
OYETIKA UE TOV XEPIoUO Prodoyikol VAoV avOpmmvng tpoélevonc. Aedopuévon 0Tt To pAapraKo avtd Ba
xopnynOet omd e&e1dikevpévo yroTpod, avtdc ExEL Kot TNV €vBLVN Yid T GOGTH ATdOPPIYT TOV TPOIOVTOG.
Avtd ta pétpa Ba fonbrcovv oty Tpoctacia Tov TEPPUALOVTOC.

6. [epreyépeva TG GVOKEVAGING KOL AOUTEG TANPOPOPIES

T epréyer To Strimvelis

- H dpaotikn ovoia givar £va kuTTopikd KAAGHO ELTAOVTIGUEVO LE ALTOAOYO (TOV 1010V TOV acBevn)
CD34" xbtrapa mov nepiéyet CD34" kdtTopa SIpOAVGHEVH LE PETPOTIKO QOPEX, O 0TTO10G
kwdkonotel TNy avOpdmivn adiniovyic ADA ¢cDNA. H cuykévipwon
givon 1-10 x 10° CD34" kottopa/ml.

- To dAlo cvotatiko givar yhoprovyo vatplo (PAEme mapdypao 2, «To Strimvelis mepiéyer vatpion).

Epg@avion tov Strimvelis kon wepreyopeva e cvokevaciog
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To Strimvelis givar BoA| €wg davyne, dypoun Emg pol dacTopd KUTTAP®V Yo £YYLON, TOL TAPEYETOL GE
évav 1 mTePLoGOTEPOLS 0oKOVS £yyvong. Ot ackol £yyuomng mapEyovtal 6€ KAEIGTO TEPLEKTY).

Karoyog Adsrog Kvkhogopiag

Fondazione Telethon ETS
Via Varese 16/B

00185 Rome

Itolia

Hopookevactiig

AGC Biologics S.p.A.
3 Via Antonio Meucci
20091
Bresso
Itolia

To mapdév evAro 00N LAV Yprions avabepOnke Yo televtaio popa otic MM/EEEE.

Aldeg T YEG TANPOPOPLAOV

Agmtouepeic TAnpopopieg yia 10 QappoKo avtod gival d1a0écieg 6To dkTLOKS TOTO ToV Evpomnaikon
Opyoaviopuov Gapudkmv: https:/www.ema.europa.eu. YTapYovv €nionNg cOVOEGOL LE AAAEG 1IGTOGEADEC TTOV
aeopolV omavieg achéveleg kot Oepamneies.

To mapdv eOALO 00Ny ¥priong eivar dtabéoipo og OAeg TIC emionueg YAdooeg g EE/EOX oto diktvakd
tomo tov Evponaikod Opyovicpod Oapuikoy.

O inpogopics mov akorovBovv anevBivovror povo o emayyelporieg vyeiog:

Tpogvidleic mov mpémel va Aaufavovior KoTd Tov yEipiouo 1 T YopHynon To0 QOPUOKEDTIKOD TPOIOVTOC

O1 erayyehpoatieg vyeiag mov yepifovron to Strimvelis Oa npémet va Aapdavovy katdAinies TpoLAGLELS
(xpnomn yovIu®v, TPOGTATELTIKOD POVYICHOV KOl HECMV TPOSTAGIOG Yol TO LATLOL) Y10 TV amopuyn mhavig
UETAO0GNC AOUWDIDY VOG®V.

To Strimvelis petoeépeton amgvdeiog oTIC WITPIKES EYKOTAGTAGELS 0TIS oToieg Oa die&aryBel 1 xoprynon g
&yyvong. O(ov) ackog(ot) £yyvong tonobeteitayovvrar) péca o KAEIWOTO e@Tepikd mepiéktn. Ot ackoi Oa
TPETEL VAL PLAACCOVTOL 6TOV EEMTEPIKO TEPLEKTN UEYPL TN YPNOM.

To Strimvelis wpoopiletor amokAeloTikd yio. avtoroyn ypnon. [pwv arnd v Eyyvon, Oo tpénet va
TPOYUATOTOLELTOL OVTIGTOLYIOT TNG TOVTOTNTAS TOV ac0EVONC LE TIC AmOUPUiTNTEG LOVASTKES TATPOPOPIES TOV
0c0evong IOV avaypAPoVTaL GTOV KUPLO KOV 6TOV eEMTEPIKO TEPLEKTT.

AVoKIvVAoTE OTTOAG TOV 0GKO £YYVOTNG Y10 TNV ETOVASIAGTOPE TVYOV KUTTUPIKMOV CLGCMUATOUATOV.
Xopnynote XP1OLOTOIDVTOG GET PETAYYIGEDV UE PIATPO Y1 TNV 0QAIPEST] TLYOV VITOAEUUATOV KUTTOPIK®V

GUGCOUOTOUATMV.

Tpogvlaleic mov mpémel vo Aauflavovior yio. tny amoppiyn T00 QOPUOKEDTIKOD TPOIOVTOC
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e 0,11 0Qopd T, CYPTCILOTOTNTO POPUUKEVTIKA TPOIOVTA 1] VITOAEILHOTO, TPETEL VO TNPOVVTAL Ol KOTA
TOTMOVG 16YVOVOEG KOTELOVVTNPIES YPAUUES Y10 TOV YEPIOUO PLoA0YIKOD VAIKOD avBp®dTIVIG TPOEAEVGNG,.
Oha ta. VA ov €yovv épbel o€ emapn pe To Strimvelis (oTeped Kol LYPA ATOPANTO) TPETEL VAL
GLAAEYOVTOL KO VO, ATOPPImTOVTOL G SUVNTIKA AOU®OT OTOPANTO COUP®VA UE TIG KOTA TOTOVG 10YVOVGES
KateLBLVTNPLES YPOULES Yio TOV XEPIGUO ProdoyikoD LAKOD avOpdTIvIG TPOEAELGTC.

Toyaio éxOeon

H tuyaia éxbeon oto Strimvelis npénel va amopebyetal. Xe nepintwon toyoiog Ekbeong mpémet vo TnpovvTol
01 KaTé TOTOVC 10 HOVGEG KOTEVOUVTIPIEG YPOLIES Y10 TOV YEPLGUO BLOAOYIKOV DAIKOD ovOpdTIVIG
TPOEAEVOTG, CLUTEPIAAUPUVOUEVTG EVOEYOLEVAGS TG TAVOTIG TOV LOADGUEVOL SEPUOTOG KOL TNG OPOIPESTC
TOV LOAVGUEVOL poLyIopov. Ol EMPAVELEG EPYUCTOG KOl TOL DAIKA TTOL £PYOVTOL EVOEXOUEVMG OE EXOPN UE TO
Strimvelis tpémet va amoAvpoivovtal fe KOTAAANAO OTOAVLOVTIKO.
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