MeAétn Antotuttwpatoc ApBpou 12 (X.H.M.), EmuttwoeLg
oTLC Ztaviec NaBrjoelg, kal NMpotaoelc BeAtlwoewy

ExteAeoTikr) Zuvoyn

H ‘Evwon Zmaviwv AoBevwv EANGSog (E.Z.A.E.) atroteAei Tnv €0vIK OuTTpéAa Twv
Opyavwoewv AocBevwv pe Zzmavia Noonuara otnv EANGSa, w¢ Zwpateio un
KEPOOOKOTTIKOU XAPOKTHPA, ME TTaVEANADIKY epBEAEIa Kal £dpa Tnv ABrva.

2fjuepa, ouykevTpwvel 40 ZuAdyoug, Zwuareia kait AMKE, eKTTpoowTTwvTag CUAAOYIKA
mepIoodTepoug ammé 500.000 aoBeveig kal TIG OIKOYEVEIEG TOUG.

Q¢ 0 peyaAUTEPOG BECUIKOG QOPENG EKTTPOCWTTNONG TWV ZTTAVIWV ACBEVWV OTNn XWpEQ,
n E.Z.A.E. ouppetéxel evepyd otn dIapuopewaon TTOMITIKWY UYEIag, HECW TNG TTapouaiag
NG o0t Kpiolyeg Emrpotrég kar Ouddeg Epyaciag tou YTroupyeiou Yyeiag, O6TTwg n
Emrpor) Zmaviwv Noonudtwyv, n Opdda Epyaciagc Mntpwwv kKol n EmTpotA
PappakeuTIKAG Aatravng, OepatreuTiKwy MpwTokOAAWY Kal MnTpwwv.

MapdAAnAa, atroTeAei Tov eTTioNPO eKTTPOOWTTO TG EAAGDOG 0TO eupwTTdikd Kal dIEBVEG
olkooUoTnua Ztaviwv lMabnocwyv, wg péAog Tou lMaykdopiou Opyaviopou ZTraviwv
Madnoewv (RDI) kai Tou EupwTraikou Opyaviopou Ztmraviwv MNMadnoswv (EURORDIS).

Ta Zmravia Noorjuara o€ apiOpoug

Mavw atd 500.000 AcBeveic otnv EAAGDa (ouv pe KATTOI0 ATTO TA TTEPICCOTEPA OTTO
6.000 Zmravia Noorpata TTou €Xouv Kataypo@ei dieBvwg €wg onuepa, pe 10 50% €§
QUTWV Va TTapaPéVouV adidyvwaTol.

Evi pévo 10 5% Ttwv Zrraviwv Noonudrwv diabétel eykekpipévn Beparreia,

To 50% Twv AoBevav gival Traidid.
To 30% €€ autwv Twv TTaIdiwy dev PTAVEI OTNV NAIKIA Twv 5 ETWV.

To 35% Twv Bavarwyv ot Bpe@ikr nAIKia oxeTifeTan pe Ztravieg Madroeig.



He amrotéAeopua va xavovrai 1.000 Traidid Tov xpbévo armrd Zmravia Noorjuara.

H Ttrapouca avdAuon cuvBétel Ta Baoikd onueia Tou Epeuvnrikou YTTOPvAUATOS TNG
‘Evwong Zmmaviwv AcBeviv EANGDOG, OTTwG KaTaTédnkav otn dnudoia diaBouAsuon, Ue
OTOXO TN JIAPOPPWON EVOG TEKUNPIWHPEVOU KAl BECUIKA OUVEKTIKOU KEIMEVOU TTPOG TO
YTroupyeio Yyeiag kal Toug BouAguTég.

Agetnpia TNG TTPooeyyiong aTroteAel N ouuPoAnl oe évav etroikodounTikd didAoyo,
Baociopévo o€ Oedouéva Kal oToixeEia Trediou, ME TAUTOXPOVN AVAYVWPION TNG
eualobnoiag kal Twv TTpwToRouAiy Tou YTroupyeiou yia Ta Zmravia NooAuaTa, Kabwg
Kal TNG eupuUTEPNG TTPOCTTIABEIOG EKOUYXPOVIOPOU Tou ZuoThuaTtog Yyeiag, evioxuong tng
d1apAaveIag Kal BECTTIONG 0APWVY KavOVwy OTn QAPPOKEUTIKI TTPOCRaonN.

QoT1600, akpIBWG TTEION 0 OTOXOG €ival éva oUyXPOoVvo Kal dikalo ouoTnua, To ApBpo 12
doev ptTopei va oTtnpifetal o éva egwTePIKO, OPICOVTIO KPITAPIO TTOU AEITOUPYEI WG
ATTOAUTO QIATPO YIA TIG TTIO EUQIOONTEG KATNYOPIEG AOBEVWV.

To Baoiké €mOTUOVIKO oupTIépacua eival oapég: ota Zravia Noorfjuara, n «egaipeon»
Oev amoteAei TTapékkAion amdé Tov Kavéva' ouxvd ouviotd Tnv idla TNV KAIVIKN
TTPAYMATIKOTNTA.

H 1eAikfy ekdoxr) Tou Apbpou 12 ciodyel véeg €CAIPETEIC (YEWYPOAPIK) CUYKEVTPWON
vOOWV, TTABIATPIKEG ETTIBETIKEG vOOOI, TTOANU OTTAVIEG TTOBAOEIG) KAl MIO PETARATIKNA
didragn (ApBpo 90), evioxuovTag TNV TTPooTACia OPICHEVWY Ouddwy aoBevwy. QoTdoO,
T0 PBaociké kpimpio 5/11 (dUo opddeg QOPUAKWY TIPETTEI va  OTTOCNUILOVOVTAl O€
TOUAGXIoTOV S atTd TIG 11 XWpPEG avapopds) TTapauével aueTapAnTo. Autd onuaivel Ot
a0Bevei¢ PE VOOOUG TTOU AQOPOUV HOPIOKA KOBOPIoPEVOUG UTTOTTANBUCUOUG, TTOAU
OTTAVIEG METAAANACEIC 1 ETTIBETIKEG €VAAIKEG HOPPEG VOOWV TTAPAUEVOUV  EKTOG
TTPAoRacng, EKTOG Av evepyoTroinBei n €KTakTn diadikaaoia.

AVOAUTIKA:

o KUpieg alayég: lMpooTtébnkav eEaipéoelg yia aOoBEveleG UE TOTTIKA 1 UWNAR
ouxvotnta oTtnv EAAGOa, TTaidlaTpikéG aTTEIANTIKEG VOOOUG Kal TTABACEIC ME
emimTwon <1/50.000. Eicayetal TAéov n duvaTOTNTA QITIOAOYNUEVNG «EKTAKTNG
EYKPIONG» aTTO TOV YTToUpyo, YE CUPQWVN YVWPN €mTPOTTAS (TT.X. yia A.M.K.A.
ekToG E.O.MN.Y.Y.).

e EmKivduveg karnyopieg: Mapd Tnv aTrOTEAECUATIKA €EQipECn OPICUEVWV
KAtTnyopiwy, 61w ol TTOAU OTrdvieg TTaBROEIS Kal O TTAISIATPIKEG ATTEIANTIKEG
voool, TTOAG oevapla €akKoAoUBoUV va TTAPAPEVOUV OTTOKAEIOUEVA. EVOEIKTIKA,
e€akoAouBouv va atrokAgiovTal UTTOTTANBUOHOI aVAAIKWY Kal eVAAIKWY CTTAVIWV
vOoowv (1Tou dev KaAuTTTovTal atro Tnv egaipeon 1/50.000), KABWG CUYKEKPIPEVEG
METOAAGEEIG TTOU  €vTOTTICOVTOI O€ OTIAVIEG VOOOUG OTTAITOUV  €CEIDIKEUPEVEG



BepaTtreieg Povo yia autolg Toug uTToTTANBUooUG (BEpaTTElOIUO UTTOTTANBUCHO).
To idI0 10xUEl KOl YO QAPHOKA WIKPWYV ETAIPEIWV XWPIG E€UPEIR EUPWTTAIKA
TTapoucia, Kabwg Kal yia @Apuaka Tou AdN  xopnyouvidl MHEOCW TWV
TTPOYPAUUATWY compassionate use o€ AAAEG XWPES K.A. (BA. TTivaka TTapokAaTw).

e EupwTrdikn eumeipia: To kpitplo «atrolnuiwvovTal o€ 25 xwpeg» Baailetal oTIg
MEYaAUTEPEG ayopég TnG AuTikng Eupwtng (11.X. Nepuavia, ITaAia), o1 oTroieg
TTapéxouv ypriyopn TmpocPacn. H avrikatdoTtacr toug pe MNMoAwvia, Toexia i
2AoBevia emPBpaduvel onPAvTIKA TNV €KTiunon Tpoopaong. MNa mTapddelyua, o
MECOG XpOVOG €wg dnuooia dlIaBecIuOTNTa OAWY TWV QOAPPAKWY gival TTEPITIOU
128 nuépeg otn Mepuavia, evw otnv MoAwvia eTavel TIg 723 nuépeg. AvTioToIxa, N
d1aBe0IUOTNTA  OPPAVWV  QAPPAKWY TTARpoug atrolnuiwong otnv  MNoAwvia
(~39%) ka1 otnVv Toexia (~61%) €ival TTOAU xaunAOGTEPN 0€ GUYKPION WE ThV ITaAia
(~83%) A Tnv AuoTpia (~82%).

e Kevd o¢ eupwtraikd@ ouotripara tmpéopaong: O1 unxavioyoi compassionate
use/named patient (11.x. otn lepuavia, OANAavdia) | early access TrapExouv
TTponyuévn TTpooBacn TTpIv atrd TN ouvhon atrolnuiwaor, aAAG dev YETPOUV OTO
eANVIKO KkpiTiplo. 21N MaAAia, yia rapddeiypa, 1o French Early Access Program
(AAP) emtpétrel TN xopriynon QapuAkwy, TIPIV a1TO TNV TINOAGYNON ME TTANPN
KAAuYn, woTtdéoo, auth n «Tpowpn TpoécBacn» dev avayvwpiletal ota 5/11.
Kartd ouvéteia, @apuaka tTou \on diatifevral HEow €I0IKWY TTPOYPAUUATWY OE
AAAeG Xwpeg (T1.X. MaAAia, loTravia) TTapapEvouv «adpaTay» wg TTPOG TO KPITAPIO.

o [lporeivéueveg Trapedpaoclg: Amraitolvral dIopBWOEIS yia va Unv aTToKAgiovTal
aoBeveic: (a) avayvwplion compassionate/named patient/Trpwiung TpoécBaong
w¢ amolnuiwon yia 10 5/11, (B) Métpnon emimTwong oOT0 OepaTTeUCIUO
UTTOTTANBUC PO (Yovidiakd/poplokd Kabopiopévo), (y) TTpooTacia PETARATIKA Twv
evnAIKIWV Kal yia ooBapég evAAIKeG nop@ég. Etmiong, n Aiota avagopds xwpwv
TIPETTEl VA ETTAVEEETOOTEI — AVTi €K BIGOHUOU (PME XAPAKTNPIOTIKA OIKOVOUOTEXVIKA)
Va €1I00XO0UV QVTIKEIMEVIKOI OEIKTES ETTIAOYNG.

e Xpovodidypauua KabuoTeprioewv: Av QVTIKABIOTWVTOG TIG
eppavia/ltadio/AuoTpia  (Méool  xpovor  ~128, 439, 309 nuépeg) pe
MoAwvia/Toexia/>AoBevia (~723, 581, 610 péool) 10 €AANVIKO KPITAPIO
eMPBAAOVTAV, O UECOSG XPOVOS £WG TUTTIKN atTo{nuiwon Ba augavovTav TTEPITTou
katd 300400 nuépeg (BA. didypappa). Me dAAa Adyia, uioBETnon Twv
«BpaduTEpWV» AYOPWYV £XEI CNUAVTIKN ETTITTITWON OTnv TTPOoRacn. Autd Ta
OTOIXEIa TTPOEPXOVTAl ATTO TOV EUPWTTAIKO O¢ikTn Patients W.A.L.T. (peBodoloyia:
EMPAVION TTPOIOVTWV OTIG EBVIKEG BETIKEG AIOTEG).

O1 ev AMoyw emonuavoelig Bacifovial 010 TEAIKO Keipevo vopooyediou (Apbpo 12
v.4512/2018 Omrwg TpoTtToTToInenke) kai oTIG dNPOoIEG OUMPBOAES (DlaBouAeuon YTT.Yy.
kar E.Z.A.E.). H avagopd ot otatioTikég EFPIA (Patients W.A.LLT.) ka1 eupwTTdikeg
TIPOKTIKEG KABIOTA O0a®EG OTI N ATTOdO0N Kal N TaxutnTa TTPpoofacng dla@EPouv TTOAU
METOEU TWV XWPWV, ETTNPEACOVTAG OUCIAOTIKA TO ATTOTEAEOUA TOU KpITnpiou 5/11.



1. Nopotexvikr auykpLan «maAlou» vs «véou» ApBpou 12

Ta dnudoia diaBéoiya keipeva ava@opds TepIAaUBAvouV TO TTPWTO OXEDIO VOUOU OTN
dlaBouAeuon (ue 5 amd 11 xwpeg: AuoTtpia, Meppavia, ITaAia) KaBwg Kal Ta TEAIKA
KeEipeva OTTwG Wn@ioTnkav. AKOAOUBEI CUVOTITIKOG TTIVOKAG JE TIG KUPIOTEPEG AAAQYEG:

PrTpa / rapaypagpog Mponyouuevo Néa MpakTikég Mpoteivéuevo Keipevo
Keipevo SiaroTTwon EMTITWOEIG S16pBwong
(AlaBoUAeuon) (karaTeBév)
Aeiktng 5/11 apudkwv | 5 kpdtn: AuoTpia, MpooTéOnkav Amroduvauwon 1oearrj d16pBwon:
MN atrolnuIoUuEVWY BéAyio, MaMAia, xwpeg MoAwvia, | kpitnpiou: Ol Emravagopd
eykekpInévwy evdeitewy, | Meppavia, Aavia, 2\opeviaq, EI00YOUEVEG eppaviag/AuoTpiag/ITaliag
ME UTTOXPEWON loTravia, OAAavdia, | Toeia, XWPEG £XOUV oTn AioTa avagopds A
amro{nuiwong o€ 5 ItaAia, MopTtoyaAia, | apaipédnkav TTOAU QVTIKATAOTOON PE KPITAPIA
Xwpes (TTap.1B). 2oundia, AuoTpia, HeyaAUTEPOUG (1T.X. Xpbvog péong
divAavdia. («5/11») | Fepuavia, ITalia. | xpdvoug d1GdBeong, TEXVOAOYIKN
avapovAg (Héool | wpiudTnTa) avTi aUETARANTNG
Xpovol AioTag.
~723,581,610
NUEPEG) Kal
XaunAdtepn
dlaBecIuoTnTa
opPaAvWY,
KaBuOTEPWVTOG
TEXVNTA
mpéofaaon.
AoBeveig o€
YPrYOPES

ayopég Jévouv
BéBaio ekToG
«5/11»

E€aipeon yewypa@iknig

OuYKEVTpwong/uynArig
EmMTITWOoONG oTov
eAANVIKS TTANBUCHO.
(véo)

MpooTéBnke OTI
@dpuaka yia
OcikTeg  voowv
ME
atmodedeIyuEVN
YEWYPAPIKA/YEVE
TIKA
OUYKEVTPWON
otnv EAAGOa (ue
emmionua

(OLAVEAN[F\VEA
eCaipéoeig  TI.X.
ylO MECOYEIAKES
avaipieg A aAAeg
EVONUIKEG
voooug. ATaitei
OUWG auoTnpég
atrodeicelg
(eBvikd pnTpwa,
onuooIcupéva

KaBwg vouog trepi 5/11 dev
OpICe TETOIO KPITAPIO:
2apEaTepn YAwooa wWaoTe va
METPA N eyxwpla UTTapén
VOO NUATWV/PETOANAEEWV.
(TT.X. «Ka1 10iwg OTIg
TTpoAVAPEPBEITES XWPES
TTEPINABAvoVTal Kal Ol
aoBeveig TTou QEpouyv TIG
AVTIOTOIXEG OUXVEG EAANVIKEG




ETTIONUIOAOYIKG OTOIXEIA, YVWMN | YOVIOIOKEG/YEWYPAPIKES
OTOIXEIO A ETTIOT. | ETAIPEIWV), TTOU | HETOAAGEEIGR.)
dnNUOCIEUOEIG) meavwg Etréktaon: O 6pog
eCaipouvtal atrd | kKaBuoTEPOUV «TTaIdIATPIKA VOOOG» VO
Kpitipio 5/11. TNV €QAPUOYN. BewpeiTal EQAPPOOTEOG Kal
Katd Tnv évapén Bepatreiag
(17.X. a0BevAg Eekivnoe wg
TTa1di) | KETEPOXPOVIKAN.
ETriong, iowg opiopédg
«ooBapr] emMOETIKA VOOOG
OTTOI000ATTOTE NAIKIAG» (BA.
M0 KATW).
PATtpa / mapdypagog Mponyouuevo Néa MpaKkTIKES Mpoteivéuevo Keipevo
Keiyevo SiardTTwon EMTITWOEIG d16pBwong
(AiaBouUAeuon) (karaTebév)
E€aipeon Traidiarpikwyv MpooTéOnke Mepikn Emékraon: O 6pog
ATTEIANTIKWV VOoWV. €10IKA €€aipean TTpooTaoia: «TTaIdIaTPIKA VOOOG» VO
(véo) yia @dppoka o | KaAutrTel Bapeld | Bewpeital epapuooTéog Kal

TTaIdIaTPIKESG
véooug {wig
aTreIANTIKEG ) JE
KivdUvoug
oopaprig
BAGBNG.

ApPPWOTIEG OE
TTadI& TToU
ouvnRbwg
Xpeidlovtal
KEKTOKTNY
mmpéofacn. Aev
KOAUTTTE
EVIAIKEG e
avTioToIxXa
cofapa
ouvopoua.
AcBeveig ue
evnAikoug i
TTAPUTTAUTIKEG
evoeigeig pévouv
EKTOG.

Kard tnv évapgn Beparreiag
(17.X. a0BevAg Eekivnoe wg
TTa1di) | «KETEPOXPOVIKAN.
ETiong, iowg opiopudg
«ooBapr] €mMOETIKA VOOOG
OTTOI000ATTOTE NAIKIAG» (BA.
M0 KATW).

Opio emiTrrwong
1/50.000. (véo)

MpoaTéBnkKe OTI
@dapuaka yia
Ta6non ue
ETTITITWON
<1/50.000
(TTOAU-uTTEPOTTA
via) egaipouvTal
ato 5/11.

MpooTacia
opiouévn: Av
AoyiCeTal vooog
<1/50.000, 6Ao
TO PAPUOKO
gcaupeital.
QoTtdo0, 0TV
TTPAEN «vOoOG»
opieTal EUPEWG.
Edv T1.X.

Ai6pBwon: Na hoyiletal
eTTiTITWLWON OX1 0€ OAN TN VOGO
aAAG oTov Bepatreloiyo
UTTOTTANBUO O (TT.X. UE
OUYKEKPIPEVN HETAANAQEN N
O¢eiktn). Mpoteivopevo: «Qg
emTimTwon AauBdveral o
apIBuog aocBevwy TTOoU
avTioToIXoUV OTNnV €vOEIEn N
o010 uTToouGda Baaoel




OAOKANpPN véo0og
EXEl MEYOAUTEPN
ETTITITWON aAAG
HIKPOG
uTTOTTANBUO GG
BepatreveTal Pe
TO PAPHUOKO,
Kavéva KEpOOg —
Ba peTpdel n
OUVOAIKN)
ETTITWON TNG
vOOoOU.

Blodeiktn, 6xI1 yevikd o
TTANBUCPOG OANG TNG
vOoou.»

PriTpa / rapaypagpog Mponyouuevo Néa MpakTikég Mpoteivéuevo Keipevo
Keipevo SiardTrwon EMTITWOEIG S16pbwong
(AlaBoUAeuon) (karareBév)
Karemeiyouoa - MAéov Emeiyov Evioxuon: Mpodiaypa®n
TTpoo@uyr Youpyod. EMTPETTETAI OTOV | MAXAVIOUOG: dladikaaiag kal TTpoBeouiag
(véo) 1aTPo va {nTRoel | @¢oTtmion pntolu | (T7.X. EAAXIOTO deiyua,
“‘airiohoynuévn opbuou 48wpn e1doTT0iNCN,
aiTnon oTov TTapAkapwng utToXpPEWaOn atrédvTnong
YTtroupyd” yia (ministerial EVTOG 5 €pyAOINWY NUEPWV
QAPUOKO TTOU override). atoé M'vwpodoTnaon) woTe o
dev TTANnpoi Ta Xpovog atrokpiong va eivai
KplTr']Qla aAAa QoT600, oaeng.
agopa TTPOKEITAl YIa
QTTEIANTIKN e€aipeon
TTaudIaTPIKN i KQTOTTIV
ooBapn BAGRN" | gyrriuarog kan
HE yvwun kpiong
EMTPOTING YTroupyou, Ol
(6pBpo 265A). auTtopaTn. Agv
eyyuarai
auecoTnNTa — N
amroégacn
eCaptaral ammd
YPAPEIOKPATIKEG
Ol0dIKaoieg.
KardAoyog Mn Aev UTTAPXE Néog 6poc: Aiebpuvon — (Aev atraiteital d16pOwaOnN:
dapudkwy yia Trapéuola pubuion. | TeplAapBavovTal | WPEAEIAG: BeTIKA €1I0rynon.)
HN-EYKEKPIUEVES QApuaKa aTo AvayvwpiceTal
evoeiteig (Trap.1y). BeTIKO KatdAoyo | pntd TTpooRacn

yia
MN-EYKEKPIPEVES
evoeigeig, un

yia off-label
evoeigeic uynAou
KIvOUVOoU. Xwpig




atro{nUIOUHEVEG,

QuTO oI a0BEevEig

{nToupeva oykoAoyiag/oTd
e€aipeon yia VIWV VOOV
{wnig atrelAi A EKTOG EVOEIENG
aviarn BAGRN. (TT.X.
TTaIdIATPIKOI
Oykol) Ba éxavav
OIkaiwpa ZHIM.
PATtpa / rapdypagpog Mponyouuevo Néa MpakTikég Mpoteivéuevo Keipevo
Keipevo SiardTTwon EMTITWOEIG S16pbwong
(AlaBoUAeuon) (karareBév)
KardAoyog Mn YTrpxe Hovo BeTIKO | MpooTéOnKe: KaAdTrTel — (KaAdg opiopdg, xwpic
dapudkwy yia kaTéAoyo, dev «PAPUAKA OTO QApuaKa TTou d10pbwoelg.)
HN-atrolnUIOUUEVES TepIAapBavovTav BeTIKO KaTAAOYO, | £XOUV EVOEIEN
evoeigeig (Trap.1d). pnTda. yia oTO QUAAO
pn-atmolnUIOUME | 0dnyiwv aAAd
VEG EYKEKPIUEVEG | DEV
evoeiteig, atrolnuiwvovTal
nTolpeva wg ouvnRbwg, av
e€aipean o¢ {nTouvTal yia
{wng atrelAiq i ATTEIANTIKEG
aviatn BAGBN.». | KATAOTACEIG.
Popricel
OI0IKNTIKA
BeBaidtnTa (Gpa
gival
TTPOCTACIA).
ddpuaka TPWIKNG - MpooTEéONKE: Aieukpivion: BeAtiwon: MpooBéoTe pnTn
mpéopaong (Trap.1¢€). «POPHOKQ Avayvwpion avayvwpIoH QUTWV WG
TPWIYNG TIPOCWPIVNG «atrolnuiwon» yia 1o 5/11
TpéoBaong Tou | ddsiag EOD (BA. TTapakdaTw).
Oev xopnyouvtal | (compassionate
dwpedv Kal use) wg
{nteital TTEPITITWON
TTPOCWPIVI 2HI. Aev
atopikn adeia TTPORAETTETAN

EO®».

OMWG TTOTE KAl
TTWG €l0AyovTal
auTtd otn AioTa,
ouTE TTWG
aBpoilovTal gTov
Ociktn 5/11.
OuolaoTIKd,
ouveyiceTtal n




TIPOKTIKA:
TTpoypPAuuaTa
TPWINNG
Tpocacng
TPEXOUV
avegapTnTa Kal
O¢ev eTnpeddouv
TO KPITHPIO.

MNivakag 1: Kdpieg vouoTeXVIKEG aAAayég (TTaAid dnuéoio oxédio vs véo ApBpo 12). Ol
«TTpONyouuEveEG PpAceIg» PaaifovTal oTo Keipevo diaBouAeuong Kal dONPOCIWV OXO0AiwvV
(6mwg g E.Z.ALE.), evw o1 «véeg» Pacifovial OTO KATATEBEV KEIPEVO TOU VOUOU
(XpnoIhOTIOINBNKE TO KEiHEVO TTOU TTapaoxEONke otnv gpwTtnon). O oTAAEG «IMpakTika
atroteAéoparay Kal «lpoteivopeva Keipeva» TTEPIAAPPAVOUV CUUTTEPACTUOTO/TTPOTACEIG
avecapTnTa.

2UUTTEPACUATIKA, Ol KUPIEG BEATIWOEIS TTEPINAUPAVOUV TIG €EQIPECEIS (YEWYPAPIKEG,
TTAIDIOTPIKEG, UTTEP-OTTAVIEG) Kal T MeETABATIK TrpooTacia. QoT1doo, TTAPAPEVOUV
onuavTikd TTpoBARuaTa TTou dev €Xouv SlopOweEi:

Aev avayvwpiletal pntd 10 «named patient» 4 10 «early access», [ n
KOUMTTOVETIKN XpNon» wg TTARpNS TTpocBacn cuuewva Pe 1o KpITApio 5/11.

Aev giodyetal dIATagn yia €VAAIKEG UE TTOPOMOIEG COPRAPEC ETTITITWOEIG (TT.X.
O0BapPEC YEVETIKEG VOOOUG EVNAIKWV).

H évvoia tng «vooou» yia 1o 1/50.000 cival yevikrp kal adIKEi UTTOOUADEG,
QAYyVOWVTAG TOUG BEPATTEUCIYNOUG UTTOTTANBUOUOUG.

H xwpa-avagopd mTapauével otabepr) xwpic dnuooia aimioAdynon (BA. emméuevn
evoTnTa).

H pnTtpa emtdyxuvong (autoUPevn UTTOUPYIKN) €ival pia avoixTh diadikagia Xxwpig
KaBopIouEVO XPOVO, Kal ATTaITEITal £vAG XPOVIKOG TTEPIOPIOUOC VIA TIG ETTEIYOUTES
TTEPITITWOEIG (TT.X. 2 NUEPEG).

2. Eupwmaikéc obol mpooPaonc kat EMUTTWOELC OTO KPLTHPLO

5/11

O1 unxaviopoi compassionate use / early access dia@épouv avd xwpa:




Meppavia: Ymapyxel oxédio «Hartefally (cupmrapdotaong) oe emimedo KpATOUG
(AMHV) yia aoBeveic xwpig AAAN €1TIAOYr], OAAG JOVO PE EYKEKPIPEVN AITNON ATTO
@APPOKOTTOIO 1 1ATPO. Na ATOMIKEG E1I0aYWYEG, 0 VOPOS @apudakwy (AMG §73(3))
emrpétrel T diadikacia named patient. Ocov agopd Tnv armolnuiwon, JE TNV
Iox0 Tou AMNOG, k@Be véo @apuako AauBavel TIuA Kal amolnuIwveTal aTré TNV
TTPWTN NUEPA AavoapiopaTog oTnv ayopd. AnAadr, TUTTIKA PETA TNV KOIVOTIKA
adela, eviog 6 pNVWV €XEl TEAIKO TTOPIOPA WEEAEIOG KAl PETA ATTO 6 MAVES
TINOAGYNON. ZUveTTWG, oI unxaviopoi CUP/named-patient dev 1coduvapouv e
ouvBn amolnuiwon, kabwg eivar avetdptnTol ammd TNV TIMOAGYNnon Kal Tnv
eyypaon o€ Aiota.

FaAAia: To 2012 BeoTioTnke To cuoTnua ACCES PRECOCE (AAP) yia @apuaKa
TTpIV TNV OAOKAApwaon Tng diadikaoiag TiuoAdynong. MNa acbeveic pe ocoBapég
voooug, emITPETTEl TN Xopriynon HE dueon éykpion kai TAfpn kGAuywn 100% atré
10 EBvVIKS Tapecio (CNAM). EmimrAéov, uttdpxouv accés compassionnel (aTOMIKEG
eykpioeig) kal Tpoypauua CPC (ouAloyikAg TTpocBaong) akdua kai yia off-label
evoeitelg. Zuppwva pe 1o Ytroupyeio Yyeiag, n amméeacn AAP TTpéTrel va ekdoBEi
eVT6¢ 3 unvawv atd tnv uttoBoAn (TTPAKTIKA ~15 Nuépeg PETA TNV OAOKANPWGN
Tou @akéAlou). QoTtdoo, emionua, Povo otav oAokAnpwOei n diadikaoia, TO
@dappako TTpooTiBeTal otov KatdAoyo (TLV). ZnuavTikn TTapathpnon: cuhewva
pe Tov deiktn W.ALLT., otn FaAAia o1 xpovol «€ykpiong/TInoAdynang» eugavifovral
oTig 597 nuépeg (M€oog 6pog), aAAG autd TrepihapBdvel kai TRV TTPOWPEN
TpooBacn. Av Bewpriooupe 61 Ta TTpoidvTa AAP «diatiBevtai» atmd tnv adeia, o
MECOG XPOVOG PelwveTal TTEPITTOU OTIG 570 nuépeg. To Kpioluo, OuwG, gival 0TI TO
AAP/AAC trapéxel Tpayuartikny TpooBaocn mpiv TNV mmionun TiLoAGynon, TTapoT
0 8¢eikTnG 5/11 dev TO avayvwpilel.

ItaAia: Ymrdpyxel o vopog 648/96 (padikn TTpdwpn TPocRacn XpnHUAaTodoTOUUEVN
atré 10 AnNPOOI0) VI OPICUEVEG BEPATTEIEG TTPIV TNV EUTTOPIKI) KUKAOPOPIa, KOBWG
Kal To Tpoypaupa Compassionate use (Y. Am. 7/9/2017), o6mou o
(PAPHUAKOTIOING €TITPETTEl €CAIPETIKA Xoprynon, aAAd pe dwpedv d1dBeon (1o
KOOTOG avahauBdverar atmd TN QAPUAKEUTIKR eTaipeia). O vopog 648/96
OUCIOOTIKA aTTolNMIWVEl  Q@ApPPOKA TTOU Bewpouvtal onuavtika (ue Bdon
agloAdynon), otroTe AsIToupyei wg TTpowpEn atmmolnuiwon. XUPTTEPACHA: O £vag
pMNxaviopog  (648) Tapéxel kabBeoTwg  Emionung amolnuiwong, evw 1O
compassionate use Tpoo@épel dwpedv didbean.

Auotpia: H Opootrovdiakr) Ymnpeoia yia Tnv Ac@dAcia otnv  YYEIOVOUIKN
MepiBaAwn (BASG) emitpétrel compassionate/named-patient yia ¢dppaka Tou
«utrooxovtal om owdlouv {wég». Aev uttdpxel ca@ng onuoéoia TrpoBeapia
ATTOKPIONG. ZNMEIWTEOV, HETA TNV €yKpion attd Tov EMA, o TTapaywyog TTpéTrel va
oudnNTAOEl TNV TIPA. ZUVETTWG, KAl OE AQUTA TNV TTEPITITWON, TETOIA TTPOYPAUMATA
dev TauTifovTal e ammolnpiwon, Kabwg atmoTeAoUV puBUIoTIKN dIEUKOAUVON.
BéAyio: Yoiotatar o Medical Need Program (MNP), 1o otroio repiAaufavel
dladikaoia compassionate use (OuAAoyIKG TTpoypdpuarta) 4 named patient
(atopik@ aituoTa) f TPWIKN TTPOoRACN O OVOPOOTIKN BAon. ZUPwva JE
ETTIONMEG 0ONYIES, Ol ETAIPEIEG XOPNYOoUV €AeUBEPA TA QAPUAKA, PE UTTOXPEWON



OTI o1 aoBeveig e€akoAouBolv va Ta Aaupdvouv €wg éTou uTTapSel EyKpIon TIUAG
Kal gyypa@ry oto ovotnua. Emiong, umdpyxel n diwadikacia Early Temporary
Reimbursement PeTd Atmd PEPIKA €VTALN. ZUVETTWG, TA TTPOYPAMMATA AUTA dev
gival kavovikiy atrolnuiwon (n kavoviki arolnuiwon amo T1a dnudoia TauEia
CeKIvagl PETA aTTd dIaTTPAYUATEUCN), OUWG TTAPEXOUV OUCIACTIKY KAAUWN TIpIv
aTTo TNV OPIOTIKA TIMOAGYNON.

OMAavdia: To kUpio oxnua eival To Compassionate Use Program (CUP) atté 10
uttoupyeio uyeiag (CBG). Zto FAQ tou CBG avagépetal pntd OT1 01 aoBeveic o€
CUP “ouvexifouv va éxouv Trpoofacn €wg OTou UTTAPEEl BeTIKr €kBaon
atmrolnuiwong kai d1dBeon oTnv ayopd”. AnAadn ol yIaTpoi uTTopouv va xopnyouv
TTEIPAMATIKO  QAPPOKO ME TPEXOUOO XPENUATOBOTNCN, TPOTOU TEAEIWOEI N
oiadikaoia évraéng. H amolnuiwon (GVS) amogacifetal petd amd TUTTIKN
a&loAdynon (uéBodor ZiN). Zuptépaoua: CUP/Named-patient dev eival aueon
amodnuiwon, aA\d o aoBevAg TeAlkd Aappdvel kGAuwn katd ouvémela (U€COG
XPOVOG Eviagng ~459 nuépPEQ).

Aavia: O dappuakeuTikdog Opyaviopds xopnyei kartemeiyouoeg adeleg (special
permit) vyia pn  eykekpigéva @Aappaka. Aegv uttdpxel emmionuo SLA, aAAdG
TTpoTEiveETal Taxeia €gEtaon, 1I0IWG o€ TTEPITITWOEIS TToU aTtrelAouv Tn Cwn. TNa
VOOOKOUEIOKA @dpuaka, n Kevrpiky Emrtpot) TigyoAdynong (Medicinradet)
ouvnRBwg atro@aacicel evidg <16 eBdopadwyv petd atrd TTANPEN UTTOROAR GakEAOU.
levikd, o1 KAToXO! AdEING ETTITPETTETAI VA TA XPNOIMOTIOIOUV, OAAG N OUCTNUATIKNA
atmmolnuiwon akoAouBei TN ouvABn diadikaaia.

2oundia: Ekdidovtal special permits 11 kapTéAeg puBUIONG xopriynong amod tnv
apuodia Ymnpeoia (Lakemedelsverket). H diadikacia TipoAdynong/amolnuiwong
yivetar amé tov TLV (Dental & Pharma Benefits Agency). O xpévog amoégaong
Tou TLV eival <180 nuépeg yia TAApN uttoBoAn (6TTwg avagépertal emionua). Ol
BEPATTOVTEG 1ATPOI PTTOPOUV VA CUVTAYOYPA@OUV OKOPA Kal Xwpig dnuocia
atmrolnuiwon (Me empBapuvon acBevougs 1} VOOOKOUEIOU), EQOOOV £XOUV AdEIa ATTO
Tov E.O.®. Zoundiag.

divAavdia: loxluel olotnua special permits yia €EAIPETIKEC TTEPITITWOEIS OTTO TNV
Ymnpeoia Papudkwyv Tng PivAavdiag (Fimea). O xpovog emegepyaaoiag eival
ouvnBwg <30 nuépeg 1 Kal AiyoTepo Pe eTTeiyouca dladikaaia. Tn oUVEXEIQ, Yia
MOVIUN KGAuwn, attaiteital agloAdynon ammo 1o @apuako-AioiknTikdé ZupBouUAio
(HILA), pe epapuoyn €BVIKwy odnylwv Kal eTTionun amoégacn (évapén atéd Tov 20
HAva).

2MoBevia: loxUel vouog (ZZdr-2 dpbpo 41) yia special permits kal compassionate
use (ammapaitnTo aiTnua voooKouEgiou Kal €ykpion atd Tov E.O.®. ZAoBeviag).
Emionua xpovodiaypduparta dev viotrioTnKav, aAAG TTPOKEITAI VI KaBapd £6VIKO
KOBeOTWG TTOU OEV TTPOCUETPATAI OTNV «KAVOVIKA» atTrolnuiwaorn.

lomravia: To BaolAiké Aidrayua 1015/2009 trpoPAétrel €1dikfy Tpdofacn yia
QApPOKa TTOU gival eyKEKPINEVA a€ AAAEG XWpPES, €kTOG Tou SMPC. H lotraviki
Ymnpeoia Papudkwy kai latpotexvoloyikwy Mpoidviwv (AEMPS) €xel diadikaaia
TNAEUATIKAG  €yKPIONG XwpPic KaBopiopyévo xpovo SLA, ue Eugaon otnv
e€ac@dhion iong mpoéofaong. Znuelwveral o1 N pétpnon Ttou W.ALLT. dev



KATAYPAPEl QUTEG TIC TTIPOWPES TTPOCRACEIS (TT.X. TTPOoIdvTa cUupwva ue To RD
1015/2009).

e [loproyaAia: Ymdpyel vouikd TAaicio yia Autorizagdo de Utilizagdo Excecional
(Eéaipetikni Xpnon) kai eicaywyég oToxou yia aoBeveic. Aev Bpébnke SLA o€
ONUoCiwg dIaBECIYO £yypa®o, aAAG PETA TNV £YKPION, OTTAITEITAI KAVOVIKA aiTnon
yla €vtagn oto 2uoTtnua Atrolnuiwong.

e [loAwvia: loxUel 1o ocUoTnua «eupeiag TepiBaAwnc/oe atopiky Bdon» (VOPOg
2017): o aoBevng umopei va aitnBei otov E.O.®. tng MoAwviag €1dik adeia
(Méow yovéa N 1aTpou). H atmré@acn ekdidetalr evidg 30 nuepwyv. Av Kpivetal
avaykaio, o YToupydg €yKpivel TNV €10aywyr], Kal 0 Opyaviouog aTTolnUIWVEI
mpoowpivd. ETmriong, 1oxvelr puBuion éxktaktng avdaykng (RDTL), Trou
XpnuatodoTei IBIWTIKEG BepaTreieg o€ OTTAVIEG COBAPES TTEPITITWOEIG. ZUVETTWG,
TTapd TN ypageiokparia, Kal otnv MNoAwvia Trapéxetal TTpdcBacn TPV atmd Tnv
«TUTTIKA» TIWOAOYNONn — KATTOI0 PUBUIOTIKA MECO €DW AVTIOTOIXOUV Of€
aTTONMIWCEIG, UTTO TNV ETTIQUAAEN UTTOUPYIKNG CUNQWVIAG.

o Toexia: Yogiotatal 10 «Zuykekpiuévo OepatreuTikd Mpdypaupay» (STP) yia un
eykekpipéva @dpuaka (Ytroupyeio Yyeiag) kail €¢aipeon atrolnuiwong Katd tnv
§16 Tou vopou 48/1997 (n 10xUG Tou aTraiTei Eykpion atd Tov YTToupyo PETA aTTd
yvwun tou E.O.®. mn¢g Toexiag). H évragn umd 10 STP Trapéxel puBuIoTIKA
mpooBacn, evw n TAPAAANAn «e€aipetn atrolnuiwon» TG §16 ptopei va
TTPOOCQEPEI ATTOCNUIWON O OPICUEVEG TTEPITITWOEIG. TNV TTPAEN, TTapOAO TTOU
KATTOIEG BepaTTeieC UTTOPEI va eyKpIBOUV yIa CUYKEKPIPMEVOUG QOBEVEIC, O NETOG
Xpovog ouviBoug atrolnuiwong (W.ALT.) eivar upnAog (581 nuépeg, <61%
d1a6eoiudéTNTA).

Xwpa EBvIKoi pnxaviopoi Tummké T OyKpIon HE KardoTaon
TpéoRACNC xpovodiaypdupara | amolnpiwon mpoéoBaong 5/11
epuavia AMHYV (compassionate use) | CUP: 6x1 eTrionuog Aev gival ouviRtng Ox, To ZHIM dev
& named patient XpoOvoq. atrolnuiwon avayvwpicel
(sicaywyég). AMNOG: AMNOG: 6+6 pAveg (e€aipouvTal ato EVAAAOKTIKEC 000UC
apeon amognpiwon amd amé EMAapproval. 5/11). (CUP).
NUEPa KUKAOPopIiag
CaAAia AAP (TTpéwpn aueAws AAP: éykpion evtog ~3 | AAP Trapéxel Ox1 (AAP/AAC dev
XPNUATo00TOUUEVN Hnvwv, péoacn TpocRaaon MeTpave yia 5/11, av
mpooBaon), AAC TTpIV TIHOAGYNON TTpo-atmmolnuiwaon Kal xopnyeitai
(ovouaorikr). MeTq, (100% kd&Auwn). TLV: | (II): dev peTpdel wg KAAuwn).
KQVOVIKN évTagn atro <180 nuépeg after full | amolnuiwon yia
HAS/TLV. application. 5/11.




[TaAia v.648/96 (atrolnuiwon Aev opileTal 0TaBepd | 648: van (eTTionun 648/96: Kar’ e€aipeon,
«TTpéwPEN»), SLA: aflohdynon 648 | TAnpwun). val (WG avTiaToIxN
Compassionate use (€10Ikr] | yiveTal ~4-6 UAveg. Compassion: 6x1 TPoOwWEN
adeia). (dwpeav atrolnuiwan).

dleukéAuvaon).

AuoTpia BASG: Adcie¢ CUP/Named | — Aev 1000UVApEi PE Ox1 (povo
patient (no public SLA). atrolnuiwon OUYKEVTPWTIKG

(dwpeadv diGdBeon). KOIVOTToIoUVTal).

BéAyio FAMHP: MNP & named Meydahog dykog CUP/MNP: d¢ev gival | Oxt (MNP dev petpd
patient. Until reimbursement | diadikaoiwy (ETR 6+ [ TTAfpng ammolnuiwon | Tpiv ETR).
patients get kKAeioTA KGAUWN, | pAveg peta uttofoAn). | (free supply). ETR:

ETR petd eptTopikn €ykpion. Vol (META QAKEANO).

OAAavoia CBG: Compassionate Use | CUP: didpkeia £wg CUP: aobBeveig Ox1 (CUP # Tutikn
(CUP), Named patient. BeTIkn atré@aon ZiN TTPOCTIEPVOUV atrolnuiwon, Tapd
Zntate CBG, divetal atopikn | (ammolnuiwon ~459 d). | avauovr yia Gueon Tpdéofaon).
adela. avaypaen (ol

ao0Beveig Aaupdavouv
META «DETHEUC»
xopriynong). Aev
gival TTPO-KAVOVIKA
atrolnuiwon.

Xwpa E6vikoi unxaviopoi TutmkG TOyKpion pe Kardotaon
mp6oRaong xpovodiaypdupara | amodnuiwon mpoéoBaong 5/11

Aavia Danish Med. Agency: Permits: 30 nuépeg Zuvnbwg, n — (opBwg

aTopikég adeleg. Danish
Med. Council: agioAdynon
VEWV QapuAakwy (16¢B).

(6x1 eTionuo, general
rule). Council: 16¢3
(Day 0—final rec).

TpocBacn diveTal o€
VOOOKOMEIOKN BAan
MEOW ETTITPOTTWV
aKOUa Kal
mrpo-Council. H
TENIKN) KEVTPIKA
amoégacn o 4
prAves. EQ’ 6oov n
Aavia dev
TTPOCUETPATAI OTNV
5/11, n uiIkpnR
METATPOTTH TN AioTa
pog dev TNV
ETTNPEACLEL.

OIaXWPICPEVO).




>oundia Tehikn évragn péow TLV. TLV decisions: <180 Special permits — (policy 61TWwg
Special NUEPES (aTTd EMTPETTOUV XPAOoN Aavia).
permits/cuokeuaaieg atmd uTTo30AR). €KTOG aTTrolnpiwong.
MPA (Lakemedelsverket). Edav TLV amogagcioel
OeTIKA, TOTE diveTal
atmrolnuiwon.
divAavdia Fimea: special permits Permits: 30 nuépeg. Adeleg Fimea: — (system parallels
(pharmacy); HILA: HILA decisions: 1oxU uTrokaBIoToUV Gpeon | Sweden).
a&loAdynon amolnuiwong. até 20 pAva petd TpocRacn
amméeaon. (xpnuaTodoTouvTal
IBIWTIKWG PEXPI
HILA). Metd, HILA
aTTOQOOidel eTTioNUA.
2Mofevia JAZMP: &deieg - Aedopéva un -
compassionate use OlaBéoipa. Oswpeital
(GpBp.41 ZZdr-2). un dnuo.
oladikaaoia.
loTravia RD 1015/2009 yia special — EBvikn diadikaacia -
access (investigational, Xwpig etrionuo SLA.
off-label). WAIT dev
Kataypdgel TETola
mpdoBaon
(Srokpiveral atrd
oupepaloueva).
Xwpa E6vikoi pnxaviopoi Tutmké T0yKpion pe Kardotaon
p6oRacng xpovodiaypdupara | amodnuiwon mpoéoBaong 5/11
MoptoyaAia | INFARMED: AUE - H AUE emmitpéTrel -
(Trpocwpivr) aTopikA adeia) xpnon (e kGAuyn
N AITHOEIG atroé dnuoaio étav
opddwv/acBevwy. uttapxel MA). Katd
Ta GAAQ, KOVOVIKA
évtagn post-entry.
MoAwvia MoAwvikn Yyeia: «Targeted | MNpoidvta YT1roupyou: Targeted import: Nai (ue TTEpIOPIOPOUG

Import» ue £ykpion
YT1roupyou, ATOUIKG
oxnuata (RTDL
xpnuarodoértnon).

amégacn evrog 30
nuépeg. RTDL: 10-30
NUEPES (TTPAKTIKO
dldoTnua).

TTapAyeTal «TpoweEn
atrolnpiwon» utrd
KYAT (apa
ICOOUVOEI JE
reimburse).

KYAT).




Toexia

(utToupyIKn €yKpion). (§16) TTpoopépouv MOVO KaTOTTIV
E€aipeTiki ammolnuiwon §16 amolnuiwon o€ BecTnoPéEVWV
(ACQAMIOTIKO). EKTAKTEG TTPOYPAMUATWY).

TTEPITITWOEIG.

Mivakag 2: Mnxaviouoi rpéofaong eKTOg Aiotag/atrolnuiwong avd xwpea. H otiAn
«ZUykpion e atmmolnuiwon» ocuvowilel av o1 evVOAAAKTIKOI OpOuol 0dnyouv o€ TTANPN
KAAuywn a1rd dnudaoio opéa (Gpa, 1I000UVAUOUV PE aTTolnuiwaon). Z€ YEVIKEG YPOUMEG,
Kavévag atmd TOUG TTAPATTAVW PNXAVIOUOUG OEV KATAUETPATAI WG «KPIOIMOG» yia TO 5/11:
KABe xwpa atraitei dIkr TNG aiTnon yia amolnuiwaon, Kal auTd Ta KavAaAia TTpoCcPEPOUV
TTPOCWPIVEG AUCEIG TTPOTOU OAOKANPWOEI N Kavovikr diadikaaoia.

3. Emibpaon aMayrnc xwpwv avagdopac (Feppavia / Auotpia /
ItaAia — lMoAwvia / Toexia / XAoPevia)

O1 xwpeg Tou aaipédnkav (Fepuavia, AuoTpia, ITaAia) TTepiAauBdvouv TIC TAXUTEPES
aAyopEG WS TTPOG TNV €ykpion Kail atrolnuiwaon, evw ol TTpooTiBéueves (MoAwvia, Toexia,
2A\oBevia) éxouv onuavTikG HeEYaAUTEPN KABUOTEPNON Kal XaunAdTepn dlaBeaIuoTNTA
QAPPAKWY. ZUPQWVA PE TOV eupwTTaikO O¢ikTn Patients W.A.L.T. 2024, o1 yécol xpovol
«Méxpr atrolnuiwon» yia OAa Ta @ApPaKa OTIG €V AOyw XWPES €ival ol €EAG:

epuavia: 128 nuépeg
AuoTpia: 309 nuépeg
ITaAia: 439 nuépeg
MoAwvia: 723 nuépeg
Toexia: 581 nuépeg
2AoBevia: 610 nuépeg

MNa oppava:

o [epuavia: 97 nuépeg
e AuoTpia: 259 nuépeg
e [taAia: 466 nuépeg

o [loAwvia: 743 nuépeg
Toexia: 696 nuépeg
e 2)\oBevia: 704 nuépeg

2UVOANIKG: ATT6 439 — 723 oTnv ItaAia évavT MoAwviag (+284 nuépeg), 128 — 581 otn

STP yia un-eykekpigéva - E€aipeTikég evideigc | Tutmikd, oxi (diatiBeTal




Mepuavia évavti Toexiag (+453 nuépeg), 309 — 610 otnv AucTtpia évavt ZAoBeviag
(+301 nuépeg). O péoog 6pog (OAWV TwV PAPPAKWY) YIA TIG TPEIG APAIPEDEITEG XWPES
gival ~292 nuUEPEG, EVW YIA TIG TPEIG TIPOOTIBEPEVEG XWPEG €ival ~638 nuEpeg, dnAadN
auénon trepitrou 346 NUEPEG.

211G dId@opeg OUVOAKeG, n ITaAia, n Mepuavia kar n AuoTpia Bpiokovtal CuCTNUATIKA
METOEU TwV TTPWTWV (av Ol Ol TTPWTEG) O EUPWTTAIKY dIaBeCINOTNTA, VW N MoAwvia, n
Toexia kal n ZAoBevia cival xapnAoTepa otn dIABECINOTNTA, YE TTOCOOTA ATTONUIWONG
0PPAVWYV PAPUAKWY POAIG 39-61%.

To didypapua deixvel ypagikd 1o xaoua. MNpooBétovrag MNMoAwvia, Toexia kalr ZAoBevia,
KAl a@aIipwvTag TIG Xwpes Meppavia, ITaAia kar AuoTpia, 0 avapeVOUEVOSG XPOVOG HEXPI
TNV éykpion Tou Z.H.M. Ba aufavotav onuavtikd. AnAadn, pe Ta véa Oedouéva,
ouolaoTikG Ba peTéBeTav Tnv TTpdoaon kard 8—15 Yrjveg.

EmmAéov, n peiwon TG d1aBsoipdtnTag (1r.X. MNoAwvia ~39% vs ITaAia 83%) deixvel OTI
TTOAAG opavd Trou gixav évragn otnv ITaAia Tradouv va TTPOCHETPWVTAI.

AuTto emBefaiwveTal kKal atmd TTPoo@aTn ékBeon Twv EFPIA/EURORDIS: O1 xwpeg NG
Kevtpikig kai AvartoAikng Eupwtng (CEE) mapouaoialouv peyaAUTEPO PECOOTABUIKO
Xpovo atd tnv éykpion EMA €wg tnv TTAnpwpn o€ oxéon ME TIG AUTIKEG XWPEG.
EidikéTepa, 10 2024, o1 CEE xwpeg gixav p€oo xpovo 356 nuépeg atrd TNV aitnon €wg
TNV amé@acn (YnAotepog amod TIG 292 nuépeg ot «Bigb»), evw 10 69% TnG
KaBuoTépnong o@eINOTaV O apyEG €BVIKEC aTToPAcelg (Kal Ol O KABUOTEPNOEIS TwV
eTaipeiwV). ‘ETol, 0 aTTOKAEIONOG TWV «YPrYOPWV» AYOPWYV HETAPEPEI TO «BAPOC» OTIC
MO APYEG, EMOEIVIOVOVTAG TV KaBUaTEPNON OTO EAANVIKO GUCTNA.

MapdAAnAa, TTPETTEl va Toviooupde OTI TTOANEG XWwpPEG e¢aipouvTal attd TO KpIthplo 5/11,
KaBwg £xouv IBIKA TTPWTOKOAAQ TTPWIKNG TTPOCRACNG:

e TlaMia: O véuog emBAaAAel Gueon xpenuatoddTnon PECW TWV TTPOYPOUUATWY
AAP/AAC.

e lomavia: To RD 1015/2009 emiTpéTrel Tn XpAon Tr.X. TTEIPOAUATIKWY BEPATTEIWY,
aAAG auTr) n TTpooBacn dev kataypdeetal oto W.ALT..

o Katw Xwpeg/BéAyio: Ta mpoypduuata CUP/MNP emitpémrouv T Xpron
QAPUAKWY PE EKKPEUN TIMOAOYNON.

2.€ QUTEG TIG AYOPEG, OUCIACTIKA, N TTPOCRACN YiVETAI DIAPOPETIKA TTPIV ATTO TNV ETTIOCNUN
KATaxwpenorn.

To véo ApBpo 12, 6uwg, ayvoei TeAeiwg TéToleg 000UG: MeTpdel HOVO TO TEAIKO «EXOUME
oupBoAaio pe K.AAK./TigoAdynon», evw Ta TTPAYUATIKA KavaAia TTpooacng ouveyilouv
va AEITOUPYOUV TTAPACKNVIOKA.



4. Katnyopiec aoBevwyv oe kivouvo i eEatpoupevol

Baoel Tng upeAéTNG amotumwuatog TN E.Z.A.E., TTou €xel kartateBei otn dnuooia
diaBouAeucr, utropolv va dlakpiBolv 10 AvTITTIPOCWTITEUTIKEG KATNYOPIEG a0BEVWIV TTOU
dlatrpExouv coBapd Kivouvo atrokAEIopoU atrd 1o véo 2.H.IM. O k&Be apiBudS avTioToIxEi
o€ evOEIKTIKI) KaTnyopia (BA. KaTwTépw), YE TO AV TTPOCTATEUETAI CAUEPA 1 Ba MEVEI

EKTOC TTPOCRaoNG peTd 1o vEo ApBpo:

Karnyopia O¢parreia / | KdAuyn oto véo ApBpo | EvdeikTiké Mapadeiypa
aoBevwv XapakTnpeIoTiKa

1.  AobBeveic  pe | Kabe @dpuako mou owdel | YWNAGG  Kivduvog:  Aev | Bpépog ue avetrdpkela evqUPou
e€aIpeTIKA eTTElYOUOA | TN qwn, o1T0U n | mpoBAémeTal  pntd@ (TTapd [ AADC- mBlavi YOVIBIOKN
avaykn (dpeon | kaBuoTtépnon <1 pnva [ goévo umofondnon péow | Bepatreia (.x. PTC AAV9) tpiv
amelAfl  (wng, TI.X. | OKOTWVEI. avaktnong TrAgovadoucag | atmd otrola TTianun éviagn.
QIJOBUVAIKN oarrdavng). 2uvnlwg

aoTdbeia). KaTagpeuyouv o€

EMA-accelerated/compassi
onate (ekt6g ZHIM).

2. ®dpuaka HOvo pe
FDA d&deia (mpiv
EMA) yia emOeTIKEG
vOOOUG.

MaidiatpikéG 1 coPapég
vOOool JE ypAyopn TropEia,
otrou Trepigévouy FDA.

ExktéG: Aev kaAUTITETOI TO
611 o1o FDA KATI eyKpiBnKE.
Oa  xpelaoTei  EKTOKTN
aitnon/utroupydg 1 4aAAn
TTPOCGPUYH.

‘EenBog e

VEUPOPBAdCTWUA
avoooBepartreia  (TT.X. yovidIoKn
CAR-T eykekpipyévn otnv AMKA)
olaBéoiun otig HIMA, aAAd otnv
EE akéun o€ KAIvikA OOKIuA.

3. dapuaka
OlaBéoiya oe GAAa
KpdTn Héow

early-access/compa
ssionate (xwpic

EYYPOQr o¢
KavoVvIKn AioTa).

T.X. cohort
compassionate  (FaAAia
AAP), named patient ot
BE/NL, atopikfy adeia o€
DE.

Ekt6g: Aev petpdve yia
5/11 yiaTi kavéva kpdrog Ta
«aTrolnNUIWVEI» KAVOVIKA —
TTPOCTIEPVOUV TO CUOTNMA.
‘ET01 3V «METPOUVY.

EvAikog pe rpoxwpnuévo BRAF
VG600E og peAdvwpa: ol FdaAAol
Tov Tmaipvouv oe ACCORD vyia
OeuTePOTEUOVTA  QAPUOKA, OAAG
otnv EANGSa 1o papuako dev Exel
évragn.

4. @dpuaka  yia
YEWYPAPIKA/yeVETIKA
oUCOoWUATWHATA
(T7.X. METAAAOEN TTOU
ouyvda BpiokeTal
omv Kpntn, AMO,
|6vi0).

Nooruara ME
TTEPIOPIOHEVN dlavoun
(.. KANPOVOUIKEG

a0Béveieg KpATtng), otTou
GANa KpdTn PTTOPEl VO uNVv
Ta £XOUV KaBoAou.

Mepikd kaAutrtépeva: H
véa egaipeon divel  éva
TAaiolo  ammddeigng, aAAd

ATTQITEl €K TWV TTPOTEPWV
emionua  Seiyuara. Xwpig
autd, o€ epapuoyn «5/11»
OAEG 01 XWPES TTAYKOOHiWG
KMETPOUV apVNTIKA».

NOoOG Twv KOKKiwV (KAQOIKO
Chediak-Higashi) cuykevtpwuévn
oe KpAm. Av EMAda 710
avayvwpioel, aAAeg 4/11 xwpeg
Oev 1O amolnuiwvouv  Adyw
ATTOUCTaG TTEPICTATIKWV.




Karnyopia O¢parreia / | KGAuypn oto véo ApBpo | EvdelkTiké Mapddelyua
aoBevwyv XapaktnpioTiIKG

5. YTTep-OTTAvIES | TT.X. ouykekpipévn | EkT6g: Kpitipio 1/50.000 [ N6oog Mapkivoov o€
YOVIOIOKEG METAAAQEN  evidg  TIo | Ogv AapBdavel uttoywn | utrep-omavia utroopdda LRRK2
UTTOOHAdEG péoa o | ouxvAg vooou (0TdXOG | utTroopdGdes:  petpdel  n | G2019S. To @dpuoko LRRK2
MEYOAAUTEPEG VOOOUG | oUyKeEKPIUEVNG v60o¢ OUuvoAikd.  Edv | inhibitor Xopnyeitai (of3
(B1odEIKTEG). oToxeupévng Bepatreiag). | vooog >1/50.000, kapia | JeTOAAGEEIC (UTTG OpAdEG) aAAG

BonBeia, TTapdT utTTooPAdA
<1/50.000.

Ox1 yia 6Aoug lMNapkivoov.

6. Pdpuaka MHIKPWV
BIO-ETAIPEIWV  XWPIG
eupeia KukAogopia.

MoAhoi KAK oTmraviwv
QOPMAKWY  €ival  PIKPEG
AMKA/HIMA ME

TTEPIOPIOUEVN  TTAPOUTia
o¢ 5 xwpeg (k6oTN).

Ekt6g: Mapd v éykpion,
evOEXETal va pnv
eCaopahioTei 5/11 emeidn n
eTalpeia Oev £Xel AvATITUEE
TTWANOEIG O TOOO TTOAAEG.
(Aev  koAUTITETON  ATTO
eCaipéoclq).

Neapry yuvaika Pe KANPOVOUIKO
Megoyelakd avalpia og PETaPOPA
o@aipivng TTAGOPOTOS  (HOPIaKo
PApHUOKO); BIABECINO UOVO PEoW
Compassionate Use otnv AMKA.

7. ®dpuaka  ue

T.X. €TAIPEIQ OTTOPACIiCEl

Exktég: Av n EANGOa Oev

2mavia  avtidpaocn avoooloyiag

emionun €0vIKA | va Aavodpel (€oTw Kai yia | €ivai oTov | yia NV oTroia PApPPOKO
otparnyikrj 81dBeong | éoxarn évdeign) poévo oe | mpoypappaTiopd, 1éte 0/11 | amooUpOnke atrd TTIOAAEG
TTEPIOPIOUEVN T.X. peTpdel. ETriong ouveéTTEleS | eUpWTTATKES ayopég aANG
(eTTIAOYN XWPWV). AyyAio—loTravia—ITaAia, ato 5/11: ATtroucia | xopnyeital  péow  TTPOYPAPMA
Ox1 TTavTou. amolnuiwong oe OAa Ta | kKaBapd otn MNepuavia kai FaAAia.
GAAa.
8. Oykol pe | mx. KRAS G12C o¢ | EktéG: Kavévag oxetikdg | NSCLC pe rare NTRK fusion
BiodeikTeg oe | NSCLC (ueyaAog | €1dIk6G  kavévag. Edav  n | (Bepatreia larotrectinib-approved
TTEPIOPIOUEVO TANBUoPOG, aANG  bool | Baoikrp vooog  Bewpeital | oTig HMA).
TTANBUo PO (evtog | €xouv ouykekpiuévn | >1/50.000, TOTE dev
OTTIAVIWV/GUXVWV METAAAAEN); NTRK [ kaAOTTTETOI N uTTOOUADA.
KAPKiVWV). KIVAuaTa. Mévo EKTAKTA
(compassionate/off-label).
9. AvarmTruoolueveg | MNoAu TpwIheG/uTTO | EKTOG: Aev umtdpyouv ot | Pdpuako yla VEUPOAOYIKN
Oeparreieg I | éykpion Beparreieg. gmionueg Aioteg oute o€ | TABnOn o€ @Aon  avadeigng
amrokdAuyn horizon OTATIOTIKEG 5/11. | BeTikwov  dedopévwyv  (TTapéxeTal
scanning: MeTtpouviar wg 0/11 €wg | yovo péow compassionate use
oToUu uTtépéel Kavéva | o€ TTPOXWPNMEVES KAIVIKEG).
KpdTog TTOU TIG
ATTONUILVEL.
10. Off-label xprio€ig | OcpaTreieg €kTOC | KaAUTITOHEVO: MAéov | Maudi ME uttoTpoTNAadovTa
(aoBeveig T.X- | eykekpIgévwv  evdeiEewy, | uTTdpyxouv pnté WG | eyke@aAika veoTTAGOpaTA:

Xpnoigotrolouvral targeted




TTaIdIaTPIKAG
oykoAoyiag).

ouxvég otnv TaIdIoTPIKA | katnyopia (TTap.1y). Apa | ApuaKa off-label
oyKoAoyia. BeAtiwon.

(T7.X-

Mek-inhibitors yia BRAF fusion).

MNivakag 3: Karnyopieg acBeviv 1Tou arrokAgiovral fj Kivduveuouv atréd 1o véo ApBpo 12.
H otAAn «KadAuwn» avagépel av 10 vEo apBpo TTapéxel ndn tmrpootacia: «Mepikwe» N
«Nary onuaiver 611 n véa dIATALN KAAUTITEL TNV TIEPITTTWON (TT.X. KATNY.4 HEOW
«ECAIPETEWV YEWYPOQIaGg»), evwy «Oxi» Otixvel OTI 0 aoBeviG TTAPAUEVEI OUCIAOTIKA
akAAUTITOG. (O1 ouuBoAikég TTapadeiypata gival UTTOBETIKA yia KAAUTEPN KaTtavonon.)

Mapadeiypara aocBevwyv (12 oevapia)

EvoeikTika uttodeiyuara yia 1i¢ Tapammavw Katnyopies (0xi1 OI0aKTIKA):

Neoyvé pe avemrdpkela ev{opou AADC (tTraidiatpikry oofapry vooog) o€ KAIVIKA
MEAETN yoVIBIAKNG BepaTTeiag (PEPOUEVN WG avakou@IoTIKr TIpdoacn).

Maidi pe peTaxpwpatiky AeukoduoTpo@ia (TTaidiatpikh, OTTEIANTIKA) o€
TTPOYpauua yovidIoKkAG BepaTtreiag (onuepa yéow compassionate use A trial).
‘EQnBog He €eEaIpeTIKA €mMOETIKO HUEAWDIONS (Gaucher TUTOG 3) AauBdvel
TTPWTEIVIKNA Bepartreia (1) ETTPETTE) EKTOG EVOEIGNG.

19xpovog pe TTaidikAg évapgng Nwriaia Muikfy Atpogia os ocuvéxeia xopriynong
nusinersen (TTaudIATPIKN €vOEIEn)- TO VEO ApBpo dev TTPORAETTEI €10IKA METARATIKN
TTPOOTOCIA.

EviAikag pe kAnpovouikr agulogidwon TTR o€ yewypa@ikd cluster (1r.x. KpAtn)-
TTaTévreg dNAad ue Bepartreia @apuako siRNA.

EviAikag pe pop@ny ALS pe petdAAagn SOD1 (utto-TTAnBucuédg)- 6Ao 1o ALS dev
gival <1/50k, o1rdTE TO UTTOOUVOAO XAvel £¢aipean.

Evihikag pe petaoTariké  xoAayyeiokapkivwpga FGFR2 fusion (oToxeupévn
Beparreia o€ PIKPO UTTOTTANBUCUO).

EviAikag pe omrdvia veupoyevly véoo (11.x. Muikfi AuoTpo@ia GUYKEKPIUEVNG
METAAAOENG), OTTOU O KATAOKEUQOTAG OEV EI0NYAYE TO PAPUAKO O€ >5 XWPEG.
Maidi pe Oyko (1r.x. TTvEUPOVORBAGOTWHA 1 PMECODEPUIKO Pioko) TTOU AauBAvel
off-label molecular target @dpuako- TAéov KAAUTITETAI ATTO Y KATNYOPIA €KTOG
EvoeItng.

EviAikag pe omr@vio véonua (1r.x. Nwmiaia Muikr) ATpogia evnAikwyv) o€ BepaTreia
amd dokiyl H.M.A. (FDA approval) mou otnv E.E. dev €xel akéua TTARpn
éykpion/atrolnuiwon.

AoBeviig Avw 18 pe pealioTIKr avaykn HeTd amd latpeia | MEO (karny.1), m.x.
ooBapr] Tveupoviky €PPOAr}, TTou Ba xpeladdtav £ykaipn TPOoPacn o€ véo
avTITINKTIKO (UTTO €yKpion eviog E.E.).




e Tevetikd cluster omig KukAddeg: aoBevig @épel omr@via petdAAagn oe yovidio
KEVTPIKOU VEUPIKOU TTOU ouvavtdrai pévo oe Aiya vnoid. To @dpuako eival
d1aBéaipyo pévo oe (11.X.) Meppavia yEow compassionate use.

Kapia ammdé autég TIG ouddeg dev TTPOOTATEUETAI ETTAPKWS ATTO TO vEO ApBpo (TT.X. Ol
katnyopieg 1-3, 5-9 pévouv «péoa» oto 5/11 KPITAPIO, ETTOPEVWGS AV OEV IKAVOTTOIOUV TO
5/11, uTtroxpeouvTal va KATAQUYOUV O€ UTTOUPYIKO €KTOKTO aitnua). AvtiOeta, o vouog
eCaipei povo TIg katnyopieg 4 kar 10 (uTTevBUMICOUPE: YEWYPAPIKA CUYKEVTPWON Kal
off-label og atmeIAnTIKéG KATAOTACEIG). ANAADK, OKTW OTIG BEKA TTAPATIAVW TTEPITITWOEIG
MEVOUV QVOIXTEG OTOV ATTOKAEIONO, EKTOG av N TTOAITIKI d10pBwWOEl pNTA TOUG KAVOVEG.

5. MNpOoTELWVOPEVEC VOPOTEXVLKEC BEATLLOOELC
Na va amo@euxBouv Ta  TTOPATTAVW  KEVA, TTPOTEIVOUME  OUYKEKPIMEVEG
TTPOOONKES/TPOTTONOYIEG:

o Eicaywyn «icoduvaung amédeigng mpdopaone»: 1o dpbpo 265 v.4512 (A 12) va
TTPooTEBEI TTPOBAEWN OTI OI unxaviopoi compassionate use, named patient, early
access, TTpoowpIvh adeia K.d. UTTé ouvOnKeG BewpolvTal wg «atrolnuiwon» yia
TNV e@appoyn 5/11. MN.x.:

«la Tov utmroAoyiouo twv 5/11, w¢ 10coduvaun amolnuiwon Aoyiferal kai n
TPaAyuarTiKyy  ouvaTotnTa  mmpooBacns  HEOW  VOUIUWV  TTPOYPAUMATWY
compassionate use, named patient, early access 1 TTPOOwWpPIVIS AOEIAG,
aveéapTriTwg TOU TTPOOWPIVOU WOVTEAOU KAAUWNS TOU KOOTOUS, EPOCTOV
QTTOOEIKVUETAI OTI TEAIKA 0 QOBEVIIC XpNUATOOOTEITAI TTANPWS 1) HEPIKWS ATTO
OnNuOOoIO YPOPEQ 1] OECEULEVO TTOOYLPAULA. »

AuTté Ba avTiyeTwTioel To Kevd OTTou, yia Trapddeiyua, n FaAAia/loTravia
TTaPEXOUV TTPOCRACN MECW AUTWV TWV UNXAVIOPWY, aAAG n EANGda Tig
QYVOEi.

Opiop6¢ utTo-TTANBUOPWYV: 210 Opio 1/50.000, va €CeIdIkeuTel OTI PETPATAI N
ouxvOeTnNTa TOU UTTO-TTANBUOHOU TTOU TIAOXEI KAl UTTAYETAI OTO OePATTEUTIKO
TPWTOKOAAO, 6xI TNG vOoou euplTepa. I.x.:

«Q¢ “mabnon” Aoyietal o0 uTtro-TTANBUOPOG aocBevwyv  TTOU  UTTAYETAI OTO
EVKEKPIMEVO  OepatreuTikO  TTPWTOKOANO  (TT.X.  OUYKEKPIYEVNG  PETAAAAENG,
B1odegikTn, YOVOTUTTOU). »

‘ET01, N uttep-OTTAvVIa PETAAAAEN €VTOG €upuTeEPNSG vOoOou Ba utrayeTtal av n idia
¢xel incidence <1/50.000.

o Eteaibikeuon «ooBapd amelAnTIKwy voowv» ot eVANIKEG: Na cuuTtrepIAn@BoUv ol
EVAAIKEG ME TTAPOPOIOUG KIVOUVOUG (TT.X. COPaPEC OYKOAOYIKEG 0BEVEIEC) O€ AAAN
TpoTacn Tap. 10B:



«n aveéaptntwg nAiIKiag, e vooo ameiAnTikn yia 1n {wr 1 uE Tméavornta
averravopBbwrng avarnpiag.»

Me autd, aoBeveig, T.X. ME TTapatrAnyia f Bavarn@opo oTavio oUVOPOPO O€
evAAIKN NAIKia, aTToKTOUV dIKaiwpa Tpdofaong.

e Avafewpnon Aiotag xwpwv: Avti ammdAuTng otabepng AioTag, TrpoteiveTal €ite (a)
n emavagopd Twv Xxwpwv AuoTtpiag, Meppaviag kai Itahiag oto keipevo eite (B) n
QVTIKOTAOTAOR TNG ME TO KPITAPIO «atTolnuiwvovTal 5/11 kpdTn Tou EupwTraikou
OikovopikoU Xwpou, pe TouAdxiotov X% Twv EMA-approved @apuakwv»
(dnAadny éva duvapikd TeoT). AuTtd Ba e€aleiyel TO TTPORANUA ETTIAOYNG «APYWV»
XWPWV.

6. EmueLpripata & mapepPaoeLc TOALTLKAC

e ApIBu6g aoBevwv: MoAloi atraviol aoBeveic (dvw Twv 500.000 otnv EAAGDSQ), €K
TWV OTTOIWV 01 YIooi gival adidyvwaoTol, KIVOUVEUOUV OTTO KOKI €QAPPOYr auTou
Tou ApBpou. O1 gopeig (E.Z.A.E., aoBeveig) mpétrel va utroypaupiocouv 611 n
Kaivorouia givai avBpwmivo dikaiwua, €10IKA o€ ATTEIANTIKEG KATAOTACEIG.

e [lapadeiypara kabuotepoewv: Me PBdaon Tov Ociktn EFPIA W.ALLT., n
avTIKaTaoTaon Twv Xwpwv [epuaviag, ITaliag kal AuoTpiag (61Tou n EAAGSa
Traipvel BorBeia) amod MNoAwvia, Toexia kar ZAopevia onuaivel 611 TTOAG @apuaka
Ba mepipévouv 10-12 Prveg TTEPICOOTEPO YIA EyKpPIOT). AuTd TTPETTEI va avadelXOei
oTig oudntioelg, T.X. «H EAAGda Ba xpewbei 12 mpdoBeToug pRveS yia
TTPOoBacn oTa idla PAPHOKA AV EQAPUOCTEI TO VEO KPITHPIOY.

e Oikovouikd 6@erog: O1 unxaviopoi TTPWIKNG TTPOoRacng auxva eAaxioToTToloUV
TV TEAIK datrdvn (kaBwg Ta @dppaka AauBdvovtal oto oTAdIO TNG TEAIKAG
agloAdynong). H mAnpng agaipeot Toug (Mepuavia, ITalia, AuoTpia) TiOavoAoyei
OxI uOvo kabuoTépnaon, aAAd Kal TEAIKG uwnAGTEPO KOOTOG AV €yKPIBOUV.

e Kolvwvikfj ka1 nOIKf Trieon: Ymdpxel 1oxupr d1EBvAG Tdon va Pn PeTpouv yia
atrolnuiwon Ta Tpoypduuata compassionate use (to EMA 10 utrooTnpicer). H
EANGOa  kivOuveUel va  JEivel EVTEAWG aTTOPOVwHEVN, KaBwg Ba  aTtraiTei
ammolnuiwon amd 5 XWwPEG, €VW Ol AVTAYWVIOTEG TNG TTPOCQPEPOUV  Taxeia
TpoaBacn pe €10IKA kavaAia TTpocPaong. Q¢ atmmotéAeoua, ol ‘EAAnveC acbeveic
Ba peivouv TTiow TTapd TO TTAPEXOUEVO EUPWTTAIKG TTAQITIO eUEAIiaC yia aoBevei
ME OTTAVIO VOO |HaTA KAl HEYAAN AKAAUTTTN avaykn.

o Texvikny e@appoyf: Acitoupyikég AUoelig (BA. emdpevn evoTnTa) TIPETTEl VA
TTAPOUCIACTOUV Mgl PE VOUOBETIKEG TPOTTOAOYIEG, WOTE va PNV KoBuoTepei n
eQpapgoyn Toug (1M.X. KaBoplopéva Eviutta Kal d1adIkaoieg, ouvepyaoia JE
EupwTtraikd Aiktua Avagopdg - ERNSs).



2uutrépaopa: Mapd tnv TTOAUTTAOKOTNTA, OAQ Ta TTAPATIAVW UTTOoTNEiIfoUV TNV avAaykn
oUOIaoTIKAG PeATiwong Tou ApBpou 12 Trpiv ammd v TeAIKR €ykpion. Xwpig
TapeuBdoseig, n véa didtagn Ba uttovoueuoel coBapd Tnv TTPOCRACN TwV CTTAVIWV
a0BevWV 0€ KAIVOTOUA QAPUAKA.

7. \ELTOUPYLKEC TIApaTnPNOELG yLa Tto 2. H.T1.

Mépa atmmd vopikéG BeAtiwoelg, xpelddovral Kal AEITOUPYIKEG pubpicoelig oTo idlo 1o
2uoTnua HAektpovikAg Mpoéykpiong (Z.H.MN.):

Tutrotroinuévn @OpHa aitnong: Atraiteital €viutio TTou ¢nTd OAa Ta KPioIUa
oToixeia: KAIvIKA €vdeign, Paon xopriynons (A.x. compassionate i off-label),
TEKUAPIO  ATTOTEAEOUATIKOTNTAG, MEAETEG, YVWMN  ETTICTNUOVIKWY  ETAIPEIWV,
ekBéoeig EmTpotic Papudkwy yia AvBpwtivn Xpaon (CHMP) kai dedouéva
ERNs otav mpdkeital yia otravia.

ATTO0ekT@ aTTOdEIKTIKA: 2uvioTdtal kaBoplopdg Tola  aToixeia Ba  yivovTal
a1TodeKTd, T1.X. OeTIKEG ekBETEIC agloAdynong dAAwv xwpwv (ACCC, NICE, HAS
K.ATT.), atroteAéopaTta KAIVIKWV deAeTwy, real-world data 7 ERN-opinion yia
OTTAVIEG VOOOUG.

Taxeia Oladikaocia eAéyxou: Anuioupyia fast-track Tmopeiag: T.X. €viog 2
EPYACIUWY NUEPWV O UTTAAANAOG €AEyxel TTANPOTNTA QIThpATOG, €viog 7-10
NUEPWV ETTIOTNPOVIKH ETTITPOTTA TTAPEXEI EI0AYNON, KAl evTOG 14—30 nUEPWV KOIVN
uTToUpPYIKN a1ré@acn (f SI0IKNTIKA TTPALN) PEPVEI ATTOTEAECUA.

Mpocidotroifjoeig ka1 TTpoBeopies: Na TTpoBAETTETAI OTI O€ TTEPITITWON EANTIWV
OIKaIoAOYNTIKWY, O aITWV AauBAveEl ypaTrTr} €100TToINCN ME €UAoyn TTpoBeopia
(Tr.X. 10 NUéPEG) yIa CUPTTARPWON, KOl HOVO PETA TNV TTAPOSOO [N avTatmmokpiong,
va TiBeTal B€pa améppIYngG.

20vdeon pe ERN/ACC: Na trpoBAegBei atlotroinon ekBéoewv EupwTraikwv
AikTowv Avagopdg (ERNs) kar tou véou EU-HTA: 10 ouptrepAopaTd TOUG
MTTOPOUV VA ETTICUVATITOVTAI, €10IKA YIO TTOAU OTTAVIEG TTABAOEIG.

MpwTOKOAAO €KTAKTNG AVAYKNG: [1p0oadIopIoUOS «OUVONKWY EKTAKTNG avAyKNG»
Kal €101k d1adIKagia: T.X. UTTOUPYIKA atré@aon autodikala eviog 1 nuépag o€
QTTEINNTIKEG  TTEPITITWOEIG, ME uToxpéwon oioiknong E.O.M.Y.Y./E.O.®. va
dlac@alioel  dueon xopAynon (m.x. TopéuBaon péow E.D.KA.Mevikd
Noookopeio). 'ETal, 0 yiatpdg dev TTEPIPEVEI KOIVI) ATTOPACT) MAVEG.

Aiaypappa porig (Flow chart): Mia avaAuTikr) «por» TTPETTEl va TTOPOUCIACTE aTa
voookouegia: ammd aitnon 2.H.M. — eg€raon OIKAIOAOYNTIKWY — UYEIOVOUIKN
EMMTPOTI] — UTTOUPYIKA YVWHN — TEAIKN €ykpion. MNapakdtw éva mapddelyua
atrAotroinuévou diaypaupaTog (mermaid).



8. NMpotepalotntec & OLKOVOULKI EPLKTOTNTA

O1 TTpOTEIVOPEVEG VOUIKEG BEATILWOEIG KPiVOVTAl WG EEAG:

Mpoteivéuevn
TPOTTOTIOIiNoN

EmiTeuén Twpa

E@iktétnTa
(TroAIT/TEXVIKA)

AvauevOoUEVOG avTiKTUTIOG

Avayvwplon equivalent
access (compassionate,
named) wg atrolnuiwon yia
5/11

Emreiyouoa (TTA60g
eCaipoupevwy)

Métpia (Béua kaTavonong,
aAAG oupBato pe odnyieg
EMA)

YwnAdg — rpooTaTevel 6Aoug
6ooug gival Adn o¢
TTpoypdupatal

YTtoloyiopédg 1/50.000 o€ Etreiyouoa YWwnAn (atTAGG opIocuoS e YywnAdg — owdel aoBeveig pe

utro-1mAnBuouo (utrep-oTTGVIa ITPIKOUG 6pOUG) TTOAU-OTTAVIEG PETOAAGEEIG.
xavovrar)

MNpooTaocia Meoaia YwnAn (CUPTTANPWHAOTIKA YWnAdg — oTapaTd Ta «KEVA»

evnAikiwong/aoBapwv (TrapavonBeioeg TTapdypagpog) KaTa TN YeTapaon.

evnAikwv (18—19) QOQAAEIEG)

AvTtikataoTaon A dieupuvon
AioTag xwpwv

Meoaia (B€ua
TIOANITIKAG €UPBEAEIOG)

XaunAf-Métpia (ouvBeTo
TTOAITIKA)

Meoaiog TTpog uwnAd
(BeATILOVEI OUCIACTIKG TNV
emTayxuvon)

Fast-track oto Z.H.l1. / SOP
EKTAKTNG avAyKng

YwnAn (uttodouEq)

YwnAn (avaykaio
O1adIKaaTIKO)

ZnMUavTIKOG (emTdXuvon oTnv
TEAgN).

Avouwkta ¢ntrpata / meplopLopol

Eivai 10iaitepa avnouxnriké 611 n mpoteivopevn puduion dev ouvodeletal amd Kapia
onuooieupévn | TEKUNPIWHEVN HEAETN agIOAGYNONG OIKOVOMIKOU 1 UYEIOVOUIKOU
avTIKTOTTOU, 0UTE aTrd AVvAAUOn KOOTOUG-ATTOTEAECUATIKOTNTAG.

Ava@opikd e TIG puBuioelg TTou TTepIAauBavel To ZxE€010 Nouou, €1dikd To Apbpo 12 TTou
agopd 10 ZuoTnua HAekTpovikng Mpoéykpiong (2.H..), cival onuavTiko va e¢eTA00UNE
TNV ETPPOA TWV OPPAVWV QOPHAKWY OTN OUVOAIKA QAPUAKEUTIKN datrdvn OTn Xwpa
MOG. ZUPQWVA JE TA TTOPAKATW dedOUEVA:

1. H ZuvoAikrj Aarr@vn tou L.O.E.T.: lNa tnv 1repiodo 2020-2024, n cuvoAiKn £TACIA
datravn tou L.O.E.T. avrirpoowTrevel katd péco 6po 10 3.12% TNG OUVOAIKAG




QPAPMPOKEUTIKAG dATTAVNG TNG XWPOG. MNPOKeITal yia €va JIKPO TTOO00TO O€ OXEoN
ME T oUVOAIKH daTTdvn.

2. H Aarravn yia Opgava ®dpuaka péow |.P.E.T.: Z1nv idia Trepiodo, n datrdvn Tou
LO.E.T. yia opavd @Aapuaka €ival akOua TTo  TTEPIOPIOPEVN, KABWG
AVTITTPOOWTTEUElI KATA PEoo 6po TO 1,6% TNG CUVONIKAG QAPHUAKEUTIKAG daTrdvng
NG XWpPas. Autd Ocgixvel OTI, TTAPA TV AUEAVOUEVN QVAYKN Yia Beparreieg
OTTAViWV VOONUATWY, Ta oppavd QAPUAKO £€COKOAOUBOUV va arroteAouv éva
MIKPO TTO000TO TNG OUVOAIKAG daTTAvNng.

3. Adgnon ¢ ZuvoAikrig PapuakeuTikfi Aamdvng: H alfnon TnNG OUVOAIKAG
QAPMOKEUTIKAG datravng yia Ta €t 2023-2024 ot oxéon pe 1a €1n 2022-2023
nTav epitrou €940 ekaTopuupia Kal €1.260 ekaTOPPUPIA AVTIOTOIXA.

4. A0¢non g Aamravng yia Opgava ddpuaka péow I.P.E.T.: Z10 idlo xpovikd
didoTnua, n auvg¢non TNG dATTAvNG TWV OPPAVWY PAPHAKWY péow Tou |.O.E.T.
nrav €17 ekatoppupla kar €86 ekatoppupia avriotoixa. H au¢non autn eivai
ONMAVTIKA MIKPOTEPN O€ OXEON ME TNV AUENON TNG OUVOAIKAG QAPUAKEUTIKAG
datrdvng, UTTOBEIKVUOVTAG OTI TO OpPaAVA QAPHOKA TTAPAPEVOUV TTEPIOPIOHEVN
Katnyopia datravwy.

2UdTTépaocua

H ouvoAiki damrdvn yia oppavd @dpuaka péow LO.E.T., mapd tnv auvgnon Ttrou
Traparnpeital, ouveyicel va avtirpoowtrelel Hévo éva oAU MiIKpd 1000016 (1,6%) TNG
OUVOAIKAG QAPMAKEUTIKAG datrdvng otn xwpa. Av kal n auénon g datmdvng yia Ta
oppava @apgoka eival ailodntr, €ivar ca@ég OTl, 0t OUYKPION HE TN OUVOAIKA
QAPUAKEUTIKN OaTTAvVN, N ETTIOPACN TWV 0PPAVWYV PAPUAKWY TTAPAUEVEI TTEPIOPICHEVN.
AuTo deixvel 6T n TTPORAEWN yia Ta opPavd @APPOKA, TTAPA TV avAyKn yia JEYOAUTEPN
oTAPIEN, EXEI MIKPOTEPO OIKOVOWIKO QVTIKTUTTIO O€ OXEON PE AAAEG KATNYOPIES PAPUAKWY,
empBeBaiwovovrag TNV avaykn yia OlopBpwTikEG aAAayéc oTnv  agloAdynon Tng
QAPMPOKEUTIKAG dATTAVNG KAl TNG TTPOCRACINOTNTAG OTA OPpPAVA QAPUOKA.

ETHZIA AANANH IOET vs ZYNOAIKHZ AATMANHZ ®APMAKQN ANMOZHMIOYMENQN AINO
TO KPATOZ

2T1ov akOAouBo TTivaka TrapaBétouue pia avaAuon Baoel Twy EMONUWS dNUOCIEUUEVWV
OTOIXEIWV OXETIKA PE TN QAPHOAKEUTIKI dATTAVN OTN XWPA POG, KABWG Kal TIG GUVOAIKEG
agiec TwARoewyv (datravn) Tou L.O.E.T. Ta dedopéva apopouv péxpl kai 1o 2024, dioT
OEV UTTAPYXOUV aKOUN £TTiIoNUa dNPooIEUPEVA aToIxEia yia To €106 2025.



2020 2021 2022 2023 2024 AVERAGE

ZuvoAlk DapUakeuTIKA Aamdvn

(amofnuoupevn) atnv EAAGSa, Sia € 5-25 5-65 6.25 7.51 8.45

Augnon "ZuvoAlkn QapUaKEUTIKH
Aamavn" vs Previous Year, 510 €
Aamavn |IQET Swo €

(amé Snuocisupévoug ETRaleg 0.126 0.197 0.180 0.266 0.279
Owkovoulkég Kataotdaoeig IQET)

0.22 0.4 0.6 1.26 0.94

"Aoanavn IDET" vs "ZuvolKn

) . 2.40% 3.49% 2.88% 3.54% 3.30% 3.12%
@appakeutikn Aamavn”, %

Aamavn IQET yia Opdava Ddpupakda,

0.049 0.0858 0.0695 0.169 0.186
Slo €

Mocoaté "Aamavn IQET yua Opdava
Qdappaka” vs "ZUVOMKAC 0.94% 1.52% 1.11% 2.25% 2.20% 1.60%
DapUaKEUTIKAG Aandavng”, %

*

2Tov Onuocio didAoyo cuxvd yivovialr avagopég otn damdavn Tou LO.E.T. TT0U
ep@avicel dlakupavoels. MNpETTeEl va KataoTel oagEg 0TI N ava@opd 0T CUVOAIKN £TACIA
odatravn tou L.O.E.T. dev mrpémmel va OuoxeTi(eTal YE Wia POVO KATNyopia QapUAKwY,
oTwg 1o Op@avd, kabwg artoTeAeital amd TIC AKOAOUBEG OUVIOTWOEG (01 OTTOIEG
eTNPeAdovTal ATTO CWPEIA TTAPAYOVTWV):

@ Pappoka «Moéviung KaAuywng» aAAd kai « EkTaktng KaAuywng» (n 2" peyaAuTepn
ouvioTwoa Tng datravng Tou L.O.E.T. yia Ta €1n 2020, 2022, 2023 ka1 2024)

J ddappoka «Noookopeglakd» (KaTd KUpIo AOYO N OUYKEKpPIUEvVN Oatravn OcixVel
otaBepdTnTa oTa €T 2020-2024)

J Papuaka «MIKpodEpaTA»

Opia Tng AvaAuong

H mapamdvw AvaAuon oTnpidetal o€ uWnAng agloTTIoTIOG EUPWTTAIKEG KAl PUOPIOTIKEG
TTNYEG, atmd dedopéva TTediou PE TN cuvepyaoia Twv ZUANSYwv ZTTaviwv AcBevwv Kal
Twv EmoTtnuovikwy ETaipgiwv. Opliopéva mrapadeiypara mpdéoBaocng o€ AAAa KpdaTn
MEAN €ival KaT' avAyknv duvapikd, €TTEIBN oI aTTOPACEIS aTTolnUiwong aANGlouv ue Tov
XPOVO. ZUVETTWG, Ta TTapadeiyuata voowv Kal TTANBUCHwWY TTRETTEI va agloAoynBouv wg
TEKUNPIWMEVESG KATNYOPIEG UWNAOU KIVOUVOU OTTOKAEITHOU, KAl OXI WG TTANPNG i OPICTIKNA
Kataypa@r OAWV Twv HEANOVTIKWY TTEPITITWOEWV.

AuTr}, woTbdoo, n diatrioTwon dgv ATTOOUVAUWVEI TO BACIKO CUUTTEPACHA: AVTIOETWG, TO
evioyuel: otav To TTedio Xapaktnpidetal atrd €viovn PETARANTOTNTA, ETEPOYEVEIQ KAl
UWnAO BaBuo YeVETIKNG €CEIBIKEUONG, Ol TTEPIOPIOTIKA OIATUTTWHEVEG CAIPETEIG OEV
ETTAPKOUV.



[MpOoTEIVOUEVEG TTNYEC

Enionpo telkd keipevo vopov (v. 4512/2018 & tpom).

Evoociokd mhaicio: ApOpo 83 EC 726/2004 (EMA compassionate use).

EX.A.E. dnuocta oyoia - avaptnuéva oto OpenGov.

Patients WA.LT. 2024 (EFPIA) - otoyeia dtubeoyuotnrag/xpovav.

EFPIA “Root Causes” report (2025) - kaBvoteprioeig amolnuimong.

EBvwcoi popeic: my. 0épata early-access/compassionate ota site EMA, YnYy,

EOPYY, EO®, eBvikég pappakevticéc apyés (PA. mapomdvo).

7. EBvpomnaikéc mpmtoPoviies: yapaxtnpiotikég avokovonoelg EMA/Evoong yio
access (m.y. katevouvimpieg ONCEMO, EMA FAQ).

8. OECD/EURORDIS épevveg mpocBaong (av vapyovy VEOTEPES) Y10 EVPTLOTOL

relative.
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