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ABnRva, 29 AmrpiAiou 2026

ENQZH ZMANIQN AZOENQN EAAAAOZ / E.Z.A.E.
NAHPHZ ZXOAIAZMOZ E.Z.A.E. T|A APOPO 12

H ‘Evwon Zmaviwv AcBeviov EAAGdog (E.Z.A.E.) atroteAei Tnv €BviKA optTpéAa Twv Opyavwoewyv
AcBevwv pe Zmavia NooAuata otnv EAAGOQ, WG ZwaATEIO PN KEPOOOKOTTIKOU XAPAKTAPA, ME
TTaveAAadIKn euREAEIa kal £0pa TNV ABRva.

2AMeEpa, ouykevipwvel 40 ZuAhdyoug, Zwpateia kar AMKE, eKTTpOOWTTWVTOG OUAAOYIKG
mepioadTepoug atmd 500.000 aoBeveig Kal TIG OIKOYEVEIEC TOUG.

Q¢ 0 peyaAUTEPOG BECUIKOG QOPENG EKTTPOCWTTNONG Twv ZTaviwy AcBevwv oTn xwpa, n E.Z.A.E.
OUMMETEXEI evepyd OTn OIOUOPYWON TTONITIKWY UYEiag, JEOCW TNG TTAPOUCIAGE TNG O KPIOIUES
Emtpotrég kar Ouddeg Epyaciag Tou YTroupyeiou Yyeiag, 6mmwe n EmTpott) Zmmdviwy Noonudtwy, n
Ouada Epyaciag MnTpwwyv kai n Emrpot @apuakeuTikAg Aatrdvng, OepatreuTikwy MpwTokOAAwV
Kol MnTpwwv.

MapdAAnAa, atroteAei Tov emionuo ekmpéowTo TNG EAAGSag oTO eupwtaikd kal O1EBvEG
olkoouoTnua Zmaviwv Madnoswyv, wg pélog Tou Maykdéopiou Opyaviopou Ztraviwv MNabRocwy
(RDI) ka1 Tou EupwTraikou Opyaviopou Zrmaviwv MNadrnoswv (EURORDIS).

Ta Zmrdavia Noorjpara o€ apiBpoug:
To 50% Twv AcBsvwy gival Taidid.

To 30% £€ auTWV TWV TTOIdIWV eV PTAVEI OTNV NAIKIO TWV 5 ETWV.
To 35% 1wV BavdTtwyv ot Bpe@ikN NAIKia oxeTieTal ue Zraviec MabRosic.

Evw povo 10 5% Twv Zmmaviwv Noonudrtwy d1a0éTel eykeKpIévn BepaTreia.

2mdavia Noonuara.
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H T1rpoteivéuevn Tpotrotroinon Tou ZuoTruaTtog HAekTpovikAg Mpoéykpiong (ZHIM), yéow Tou ApBpou
12 tou uTré dlaBouAsucn vopooyxediou, eyeipel COBAPES AVNOUXIEGC WG TTPOG TNV TTPAYUATIKH
TpéoBaon Twv acBevwyv og Bepartreieg, 16iwWG yia Ta GTopa TToU {OUV PE OTTAVIA, UTTOTTANBUCGPOUG
TOUG, OAAG Kal UTTEP-OTTAVIA VOO UATA.

H E.X.A.E. avayvwpilel 611 10 YTtoupyeio Yyeiag KoTaBAAAEl onuavTikr TTPOCTIA0Ia yia TOv
EKOUYXPOVIOUO Kal TN METappuBuion Tou ZuoTAPaTog Yyeiag, pe aTdxo Tn Onuioupyia evog TTio
Biwaoiyou kai ouyxpovou TTAaigiou. MapdAAnAa, civalr epgavig n Tpdbeon yia 1n dlacPaAion TnNG
TPpéoBaong Twv acBevwv oe BepaTreieg, 18iwg OTavV TTPOKEITAI YIA CORAPES A ATTEIANTIKEG yIa TN {wn
KataoTdoelg, KaBwg Kal yia voarjaTa TTou 0dnyoUlv € onUAvTIKA avaTrnpia.

210 TAciclo autd, n E.Z.AE. TpooeyyiCel Tn Onudoia diaBouAeucn MPE TEKUNPIWHEVO KAl
ETTOIKOOOUNTIKO TPOTTO, Paciouévo ce dedopéva, OIEBVEIC KOAEG TTPOKTIKEG Kal TNV TTPAYUATIKA
guTTEIpia TWV aoBevwy, Pe oTéx0 va ouuBdAel ouciaoTikd oTn Slopdpewon evog dikalou,
AEITOUPYIKOU KAl OTTOTEAEOUATIKOU VOUOBETIKOU TTAQITiOU.

ApOpo 12 — Tootnua HAektpovikng Mpoéykpiong (Z.H.M.)

Eivar idiaitepa avnouxntiké OTI n TTPOTEIVOPEVN pUBUIoN dgv ouvodeUeTal aTTd Kapia dnUocieuphévn N
TEKUNPIWUEVN UEAETN AGIOAOYNONG OIKOVOMIKOU [] UYEIOVOMPIKOU QVTIKTUTTOU, OAAd OUTE Kal aTTd
avaAuon KOOTOUG-ATTOTEAEOUATIKOTATOG.

Q¢ ek TOUTOU, Oev TIPOKUTITEI OTI TA €loayopeva MPETPA Ba  €MTUXOUV TOV  ETTIOIWKOPEVO
OnNUOCIOVOMIKG 0TOXO A TN BeATiwon TNG amodoTIKOTNTAG TOU CUCTHHATOG.

AVTIBETWG, evéxouv ooBapo Kivouvo TTepIopIoPoU TNG TTPOoRacnG, BETovTag o€ Kivduvo Tnv uyeia Kai
™ {wA XINGdwv TTaIdiaTpikwy Kal eviAikwy EANAvwy acBevwy, 18iwg 6owv TTdoyouv atrd oTTavia,
ATTEIANTIKA yia TN (WK VOO uaTa, Ta oTToia ouxva odnyouv o€ cofapr] Kal VioTE PN avaoTpEWIUN
avatrnpia.

To >uotnua HAektpovikAg lMpoéykpiong (Z.H.IM.) o@eilel va Asitoupyei wg pnxaviopog Taxeiag,
ao@aAOUG Kal I00TIUNG TTPOoRacnNg Twv acBevwy o€ avaykaieg Beparreieg, kal Oxl wg TTPOoBEeTO
OI0IKNTIKO @QiATPO atToKAsIopoU. H TrpoTeivéuevn Tpotrotroinon Tou dpBpou 265 v. 4512/2018, 6TTwg
gloayeTal e 10 ApBpo 12, dnuioupyei cofapd kivduvo TreEpIopICUOU TNG TTPOGRaacng, 18iwg yia
a0Beveig pe omdvia, Taxéwg eEeAiocodueva, atmelAnTIKA yia TN (wn B/Kal vooruata Tou odnyouv o€
ONUAVTIK avatnpia.

H mwpéBAeywn 6T @dppaka tTou dev KUKAO@OpPOUV Kol dev atro{nuiwvovtal otnv EAAGda
d0vavral va utrdayovrtal oto X.H.I. yévov gpoéocov amolnuiwvovTal yia Tnv idia évdeign oe 5
amdé 11 kpdrn péAn, | o€ 4 amd 11 yia Ta oppavd @AppaKa, £lodyel éva opifOvTIo Kal
duocavdAoyo KpITHPIO, TO OTroi0 OEV OVTUTTOKPIVETAI OTNV TTPAYMATIKOTNTA TWV ZITAViWV
MNabRocwyv.

KaTrvikapéag 19* | ABriva | 10556 | T. 694 344 8509 | E. rarediseasesgreece@gmail.com



mailto:rarediseasesgreece@gmail.com

@ ENQXH ZIMANIQN
AZOENQN EAAAAOX

21iIg Xmdvieg AoBéveieg, n Treplopiouévn S1a0eoIndTNTA Sedopévwv, O HIKPOG apiBuodg
aoBevwyv, n ETEPOYEVEIO TWV EOVIKWV OUCTNHATWY atTodnHiwong Kol n TrEPIOPICUEVN
EUTTOPIKNA TTAPOUCIA ETAIPEIWV BEV ATTOTEAOUV £EAiPEDTN, AAAA EYYEVI) XOPOKTNPIOTIKA.

2UVETTWG, N atrolnuiwon oc GAa KpATn MEAN Oev uTTopEi va atroTeAEi oXedOV QATTOKAEIOTIKO
TTPOATTAITOUUEVO TTPOCRACNG yia 'EAANVEG AoBevEiG e TEKUNPIWMEVN KAl ETTEIYOUCT 1ATPIKA avAyKn.

Ei18i1knf didotaon Twv Zmraviwv Noonudrwyv

21nv EupwTraiki ‘Evwon ekTigdTal 611 uttdpxouv petagl 6.000 kai 8.000 Zmravia NooruaTta, Ta oTroia
eTTnNpPedlouv oUVOAIKA 27 €wg 36 ekatoppupla TToAiTeG. Mepitrou 10 70% Twv Zmmaviwv MNabroswv
ekdnAwvovtal oTnv TTaIdIKY NAIKIa, evw yia oXedov 10 95% auTwyv dev UTTAPXEI OKOUN EYKEKPIUEVN
Bepartreia. ([Public Health][1])

Me Bdon Ta eupwTtraikd emdnuUIOAOYIKA dedouéva, oTnv EAAGDQ, ekTidTal OTI OI A0BEVEIG e ZTTAVIEG
AoBéveleg utrepPBaivouv Toug 500.000. H exTipnon auth cival cupBarh pe To eUpwTrdikd €UpPOg
emTTOAaOPOU 6%-8% Tou TTANBucpoU. ([European Commission][2])

Y16 10 rpicua auTtd, 10 Z.H.MM. Tpétmel va AauBavel uttown OTI yia TTOAAEG GTTAVIES KAl UTTEP-OTTAVIES
Tadnoeig dev UTTAPXEl «TUTTIKN» Tropeia TTpdofacng. H Bepateia pmmopei va TTpoépyeTal atmod
gnxaviopoug TpwihnG Trpdofacng, compassionate use, named patient access, accelerated
approval | GAAeg eCalpeTIKEG OIABIKAGIEG, Ol OTTOIEG £XOUV OKPIBWG WG OKOTIO VA YEQUPWOOUV TO
BepaTTeUTIKO KEVO PEXPI TNV TTAAPN EUTTOPIKY KUKAO®OpIa i atrodnuiwon.

O EMA avayvwpilel unxaviopoug compassionate use yia aoBeveic Je aveKTTARPWTN 1IATPIKY avaykn,
evw o FDA tpoBAémrel accelerated approval yia coBapég TTaBAoeIg pe avekTTANpwTn avaykn PAcel
surrogate endpoints. ([European Medicines Agency (EMA)][3])

n TIKEC KAT i VWV 1T TTOKAEIOTOUV

H trpoteivépevn puBuion Ba dnuioupyioel coBapd kevo TTpdoacng oTIG akOAOUBES TTEPITITWOEIG:

1. AoBeveig Trou XpelddovTal daueon Bepartreia yia Adyoug emifiwong, 6mrou akdéua Kal HIKPA
KOOUOTEPNON MTTOPEi va odnynoel og avarrnpia, 4N avaoTpéWiun emidsivwon R amwAeia

dwng.

2. Odppaka pe €ykpion FDA aAAd xwpig akoun €ykpion EMA, 18iwg o6tav agopouv Taxéwg
eeAloodpeveg voooug, TaIdiaTPIKoUG TTANBUOHOUG, OTdvia VOOHUATA Kol ETTIPEPOUG
UTTOOUABEG A00EVWV, CUUTTEPIAGUBAVOUEVWYV TWV UTTEP-CTTAVIWYV YEVETIKWYV TTOORCEWV.
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3. O®dpuaka pe €ykpion EMA tou og dAAa kpdrtn SiatiBevranr péow early access,
compassionate use 1 named patient access, kKal 60Xl HEOW KAVOVIKAG atro{nuiwong. Xe
TETOIEG TTEPITITWOEIG, TA GAPHUAKA UTTOPEI VA N «METPOUV» 1 VA Eival «aOpaATA» OTO KPITAPIO
5/11 [ 4/11, mapoT oTnv TPALN o1 aocBeveic AAAWY Xwpwv éxouv TPOoRacn, akpIBwWG TTEIdR
dAAa emiAéyouyv va emiTaxOvouv TV TTpécBaon avTi va avapévouv TTARpn amrolnuiwon.

4. OdpuaKa yio VOGHMOTA TTOU UTTAPXOUV o€ TTOAU Aiya KpdTn MEAN, AOyw YEWYPA@IKWYV,
YEVETIKWV 1 TAnOuouiakwy 1IB10TEPOTATWY. Edv pia wddnon ep@avifetal Kupiwg R
aTTOKAEIOTIKG Ot Aiyeg XWwpeg, TO KpITApPIO amolnupiwong ot 4 | 5 kKpdrn kKalioTaral pn
PEAAIOTIKO.

5. Ymep-omadvieg MeTaAAdeligc o AdN umdpxovra Zmdvia NOOAHATA A TOTIKA YEVETIKA
clusters, 6TTwWg pTTOPEi VO TTAPATNPOUVTAI Of OUYKEKPINEVES TrEPIOXES TG EAAGSAG, Tr.X.
Kpntn, AvartoAiky Makedovia, Awdekdvnoa r KukAdadeg. Ze Téroleg TEPITTTWOEIG, N EAAGSa
MTTOpPEi Va €€l aoBeveig TTOU Sev UTTAPXOUV O€ IKAVO apiBué og dAAa kpdTn JEAN.

6. ddpuaka HIKPWV BIOTEXVOAOYIKWV ETAIPEIWV, Ol OTTOIEG EVOEXETAI va MNV €XOUV Tn
duvaroTnTa AUEONG EPTTOPIKAG Trapouciag | UTTOBOAARG O€ TTOAAA eupwWTTAiKd KpdTn, SnAadn
eTaipeieg TOU armroteAouv 1o 60% peE 70% Twv Katoxwv Adeiag KukAogopiag (KAK) otov
Topéa Twv Zmwaviwv Noonudtwy, ge TN MEYAAN TTAEIoVOTNTA TOUG va £6pelel O0TIG HVWMéveg
MoAiteigg.

7. Pdppaka Tou akoAouBoUVv ATTOKEVTPWHEVN A TTEPIOPICHEVN €BVIKN OTPATNYIKA d1d0s0ong,
o6mrou n eraipeia emAéyel Aiya peydAa KpdTtn péEAN, Kal OX1 TTOVEUPWITAIKN KUKAo@opia atrd
Tov EMA.

8. O¢partreieg yia PIKpoUg umromrAnBuopolg Adn Xmdviwv Noonudrtwyv, 6ToU n Oegparreia
a@opd ouykekpipévn HETAAAagN N BlodeikTn.

9. O¢parreieg ot late-stage development | Tpwiun wpoécRaon amd Tig HIMA, éTav dev
utrdpxel S1a0£o1un evaAAakTIK OgpaTtreia oTnv ayopd.

10. Tekunpiwpéveg XPAOEIS €KTOG eyKeEKpINévwy evdeiewv (off-label), 18iwg og Zmdvia
NooRAuaTa Kal oTnV TTaIdIaTPIK OYKOAOYia, OTToU TO OUVOAO TWV KAPKiVWV gival otrdviol,
KaBwg Kal 0& ONUAVTIKO TTOCO0O0TO KAPKiVWV evnAikwv (trepitrou 25%). H off-label kai
compassionate xpfion ammoteAoUv KABIEPWHEVES TTPAKTIKEG OTNV TTAISIATPIK OyKOAoyia Kai
ota umoAoira Zmavia Noonuata, evw n di1eBvig BiBAloypagia avayvwpiel 0TI ouvioTOUV
ouoiIwdeg PEPOG TNG TTPpaYMATIKAG KAIVIKAG TTPAKTIKAG. ([JAMA Network][4])
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1. To kpitApIo 5/11 ka1 4/11 AsiToupyei wg de facto atrokAeiIop6g

H amaitnon amolnuiwong o€ 5 kpdtn péEAN i o€ 4 yia op@avda @dpuaka gival uTTEPBOAIKE auoTnpn
ylo oTTavia, UuTToTTANBUCOUG TOUG, Kal UTTEP-OTTAvia voohjuaTa. Asv AapBdavel utréwn 6T N ammouaia
armolnuiwong o€ GAAa KpATn JTTOpEl va O@eileTal O BIOIKNTIKEG KABUOTEPAOEIG, MIKPO aplBuo
aoBevwv, Pn euTTopikh O1dBeon 1 diapopeTikG €Bvikd kavaAia TTpwIKNG TTPooRacng, Kal Oxl o€
EAEIPN BEPATTEUTIKNG agiag.

Kopia 1T ANQUOTO TNC TTPOTEIVOUEV 14T

2. AkataAAnASéTNTAa TOU KPITNpiou 4/11 uTrd TO TTPICHA TNG PUONG TWV OPPAVWYV PAPHAKWYV

H akataAAnAOTNTa €@apuoyAg Tou Kpitnpiou amolnuiwong o€ 4 amd 11 kpdtn péAn yia Ta oppavd
QApUaKa evioxUeTal TTEPAITEPW aATTO TN VOMOAOYIAKK TTPOCEyyIon Tou ZupBouliou Tng Emkpareiag,
oUJeWVa PE TNV OTroia Ta op@avd QAPPOKA CUVICTOUV OAwG €IBIKA KaTnyopia. ZUyKekpiuéva,
aQOPOUV ECAIPETIKA TTEPIOPICKEVO KOl EK TWV TTPOTEPWYV TTPOCdIOPIcIUO aplBud aoBevwy, TEAOUV UTTO
auoTnEO, €CATOMIKEUPEVO Kal OIOPKWG ETTAVEAEYXOMEVO BeauIkd TTAQICIO Kal XapakTnpifovTal armo
aveAaoTikh ¢ATNon. Yo 10 TTpiopa autd, n ouvdeon TnG €BVIKAG TTPOOBACNG PE EEWTEPIKA KPITAPIO
atmmolnpiwong AAAwWV Kpatwy, Xwpic ouvapTnon JE TNV TTPAYUATIKI KAIVIKA avAaykn Kal TO €yXwpIo
ouoTnpa eAéyxwv, Oev uTTopei va BewpnBei avaAloyikr Kal TEivel va AEITOUPYEl WG UNXaviouog
OpPICOVTIOU ATTOKAEICUOU.

3. 'Ymapén EIMOPKWV EOWTEPIKWV HNXOVIOHWwV gAéyxou oto X .H.M. ka1 avaAoyikétnta
MPOCOETWY EEWTEPIKWYV KPITNPIWV

Mepaimépw, n €Qapuoyn €CwWTEPIKWY, OPICOVTIWV KpITnpiwv TPOcBacng, OTTwg To KPITHPIO
armolnuiwong o 5 ammd 11 kpdtn PéEAN, 1 o€ 4 amd 11 yia Ta opPavd eappaka, dev PTTOPE va
BewpnOci oUTe €UAOYN oUTE avaAoyikr], 10iwg dedopEvou OTI Ta AITAPATA TTOU UTTORAAAOVTaI HECW TOU
2.H.IN. teAolv ndn uttd TTOAAaTTAG Kai diadoxikéd emmimeda eAéyxou. Ta aithpaTa agloAoyouvtal o€
KAIVIKA] Kal €TTIOTNUOVIKA Bdon amd Tnv apuodia Emirpoty EAéyxou Tou Z.H.MM., eviy duvavTal va
OUVETTIKOUPOUVTAl aTTO  YVWHOOOTACEIC UTTOETITPOTIWY R AAAWV  €CEIBIKEUPEVWY  OpYAVWY,
O1a0@aAilovTag uWnAS eTTitredo Tekunpiwong kal Beopikng aglommoTiag. Y1rd 1a dedopéva auTtd, n
gloaywyn TPOoBETWwY EEWTEPIKWY QIATPWY, OUVOEOUEVWY ME KaBeoTwTa amolnuiwong GAAwv
Kpatwv, dev evioXUel ouolaoTIKA TN diadikacia agloAdynong, aAAG avTIBETWG evéxel Tov Kivouvo va
AEITOUPYACEl WG  HPNXAVIOPOG TTPOwPOU  aTToKAEIoPoU, 10iwg yia aoBeveic pe OTTIAVIEG Kal
UTTEP-OTTAVIEG TTABAOEIG, 01 OTToiEG GuUXVA gival aTTEIANTIKEG yia TN {wr) fi/kal odnyouv o€ GNUAVTIKA
avarnpia.

4. 210 010 TAQiCI0, Kal AaUBAVOVTAG UTTOWN TO EVWOIOKOG BeOMIKO TTAdiICIO yia Ta op@avd
Q@ApHOKa, ETIonUaiveTal OTI n €Bvikf puUBUIoNn o@eidel va utrooTnpifel — kol 6x1 va
UTTOVOMEUEI — TOV OKOTTO TNG EUPWTTAIKAG VOMOBETiag yia TRV TpoofRaon Twv acBevwyv pe
oTavia voofpuara oe KATAAANAEG BepaTtreieg

Mepairépw, utrevBupiCeTan OTI 0TO TTACICIO TOU evwaolakoU diIKaiou yia Ta op@avd edpuaka, Ta Kpdrtn
MéEAN @épouv 1IB1aiTEPN €uBUVN yia TNV evioxuon Tng TPOCRacNG Twv acBevwyv Pe OTTAvia Kal
uTTEP-OTTAVIa VOO HOTa 0€ KATAAANAEG BepaTreieg o€ €Bvikd eTTiTredo. O Kavoviouog (EK) 141/2000
yio Ta oppavd Q@ApUAKG BECTTIOTNKE AKPIBWG YIA va AvTIHETWTTIOTEN N atToTuXia TNG ayopdg, Kal va
dlao@aAoTel 0TI o acBeveic ue Zmrdvia Nooruara &ev uoTepoUV o€ TToIdTNTA 1 dIABECINOTNTA
Bepatreiag AOyw TOU HIKPOU peyéBoug Tou TTANBuCoPoU Toug. YTIO TO TIPIoUa auTO, Ta €BVIKG
OUCTHPOTA TTPOCRACNG KAl TTPOEYKPIONG OPEIAOUV VA OpyavwvovTal KaTé TPOTTO TTOU VA UTTOOTNPICEl
TOV OKOTTO TOU evwolakoU TTAaigiou, Kal va un dnuioupyei mpdobeta, ducavaioya euTTodia
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TpdéoBaong Ta otoia, TV TIPAEN, QKUPWVOUV TNV TIPOCTATEUTIKI) AOYIKI) TNG EUPWTTAIKAG
vopoBeaiag yia Ta oppavd @apuaka.

5. Anuioupyia KevoU TTpOOTACIAG YIO @APHAKA TTOU BeV £XOouv akOun agioAoynOsi

H véa diatummwon @aivetal va atmmalAeipel TNV KaTnyopia gapudkwy TTou dev TTepIAauBdavovTal aTov
BeTIKO KATAAOYO, dev £XOuv akOWPN agloAoynBei kail yia Ta oTroia {nTeital KAt €gaipeon xopAynon o€
TEPITITWOEIG VOOWV APECA ATTEIANTIKWYV yia TN {wh 1 IKAVWV va TTPOKaAETouv avikeoTn BAGRN N
ooBapr avatrnpia. H ammdAeiyn autr evoéxeTal va SNPIOUPYHOEI KEVO TTPOCTACIAG, aPrvovTag VEOUG
a00Beveig xwpig TPdoBacn KATA TO KPIioIWo PETARATIKG dIGOTNPA PETALU TIMOAGYNONG, agloAdynong
Kal atrolnpiwong.

6. NMpoBAnpartiki e€dptnon amé tov KAK

H 1TpdéoBaon Twv acBevwy dev utropei va eEaptatal ammod 1o av o KAK éxel mapoucia otnv EAAGSQ,
av evnuepwvel eykaipwg tn AletBuvan Papudkou A av eTTIAEYEl EUTTOPIKG va dpacTnploTroindei oTn
Xwpa. H 1atpikr avaykn &gV TTPETTEI va UTTOTACOETAI O€ EPTTOPIKEG 1 DIOIKNTIKEG ETTIAOYEG TPITWV.

7. Atroucia €181KAG S1adIKATiag yia UTTOTTANOUOHOUG OTTAVIWY, UTTEP-CTTAVIWV KAl TAXEWG
e§eAlooONEVWV VOO NHATWY

lNa vooruata TTou a@opouV eEAIPETIKA WIKPOUG TTANBUCHOUG, Ta ouvhRBn atToOEIKTIKA Kal SloIKNTIKA
Kpitpla dev  eTTapkoUv. ATraitouvtal €10IkéG dladikaoieg Taxeiag afloAdynong (fast-track), pe
ouvarotnTa  afloAdynong PBdcel yvwpng  eCEIBIKEUPEVWY  KEVTPWY, OIEBVWV  ETTIOTAMOVIKWY
0edopévwy, dedopévwy unTpwwy, surrogate endpoints Kal caQwg TEKPUNPIWUEVNG IATPIKAG avAyKnG.

8. H oiwtrnpni améppiyn gival akatdAAnAn yia atreiAnTikd voouata

H 1TpoBAeWn TEKUAIPOPEVNG APVNTIKAG YVWHODOTNONG Adyw ATTPaKTNG TTAPEAEUONG TNG TTPOBECIag
givar 101aiTepa TPOoRANPATIKA. TNa aoBevEIG e TTPOOBEUTIKA, Un avaoTpéWIa i atmelAnTiké yia T {wn
voanuara, n kabuotépnaon dev atmoteAei oudEéTepn dIOIKNTIKA CUVETTEIA, aAAG YTTOPEi va odnyAoel o€
OTTWAEIO KPioIuoU BepaTTEUTIKOU TTAPABUPOU Kal PN avaoTpéWiun emOEivwaon TNG UyeEiag r/kal o€
oofapn avartnpia.

9. Mn diao@dAion BepATTEUTIKAG OCUVEXEING

H diadikacia o@eikel va TTpoPAETTEl pnTd OTI AGOEVAG TTOU €xel ON EekIvAoEel BepaTreia auveyilel va
KOAUTTTETQI QTTPOCKOTITA £€WG TNV OAOKARpwonN TnG diadikaoiag eTTavéykpionsg A mavagioAdynong.
>€ XpOVIEG ] TIPOODEUTIKEG VOOOUG, N SIOKOTTH TNG aywyrns AOyw OIOIKNTIKNG EKKPEPOTNTAG OEV €ival
1aTpIké aTTodeKTr, Kal gyeipel coBapd nBikd ¢nTAuaTA.

10. H ekT6¢g evdeiewv (off-label) xpAon dev TTPETTEI VA KATAOTEI TTPOKTIKA AVEQAPHOOTH

To ox£010 vouou dev KaTapyei pnta Tn duvatotnTta ekTog evoeifewv (off-label) xpriong: woTtdoo, n
auoTnER TTPOCAAWON O€ EYKEKPIMEVEG Kal ATTOCNUIOUMEVEG €VOEIEEIC EVOEXETAI VO TNV TTEPIOPICEI
oucIwdwg otnv TTPdén. e Zmavia NooAuata Kal oTnv TTAIdIOTPIKI OYKOAoyid, N EEATOPIKEUPEVN Kal
Tekunpiwpévn off-label xprion amoteAei ocuxvd avaykaia BepatreuTikh €TTIAOYH, 10iwg dedouévou OTI
yla Trepitrou 10 95% Twv Zmmaviwv Noonudtwv Oev UTTAPXOUV EYKEKPIUEVEG BepATTEieg, v TO
oUVOAO TWV TTAIBIATPIKWY KAPKiVWYV KatatdooeTal aTig Z1avieg MNabnoeig.

KaTrvikapéag 19* | ABriva | 10556 | T. 694 344 8509 | E. rarediseasesgreece@gmail.com



mailto:rarediseasesgreece@gmail.com

@ ENQXH ZIMANIQN
AZOENQN EAAAAOX

1. Na mpoBAe@Bei **pnTA €€aipean A €101k diadikagia** yia op@avd eAapuaka, @ApUaKa yia ZTavia
Noonfuarta, Toug uTtoTTANBUOPOUG TOUG, KOl UTTEP-CTTAVIA VOO PaTA, KABwg Kal Bepatreieg yia
aTTEIANTIKEG A TAXEWG £¢ENIOOOUEVEG TTOBAOEIG TTOU 0dNyoUV O€ CNUAVTIKI avatrnpia.

[MpoTAoEIC TPOTTOTTO| :

2. To kpitApio atrolnpiwong oe 5/11 | 4/11 kpdtn va pnv €QapuodeTal wg atroAuTn TTPoUTTé0E0N,
OANG WG €va ATTO TO CUVEKTIMWHEVA OTOIXEIQ.

3. Na emmaveicaxBei pntd oto 2.H.IM. n karnyopia:

«Pdpuaka 10U Oev TTEPIANaUPBAvovTal oTov Katdhoyo Atrolnuiovpevwyv Papudkwy, Oev €xouv
aglohoynBei kail ¢nTeital va xopnynBouv kat’ e€aipeon yia véooug f TTaBoAoyIKEG KATAOTACEIS AuEC
ATTEIANTIKEG YIA TN (W 1 IKAVES VA TTPOKOAECOUV avhKeDTN BAARN oTnv uyeia.»

4. Na BeomioTei **fast-track diadikacia*™ yia omdvia, Toug UTTOTTANBUCOUG TOUG, KAl UTTEP-CTTAVIA
VOonuaTa, Je YEyIoTn TpoBeapia amavinong 10 epyaciuwy NUEPWV.

5. e emeiyovia TreploTatik@, va TTPoBAe@Bei **Tpoowpivly £ykpion*™ €wg TNV OAOKApwon Tng
agloAdynong. Mepaitépw, ataiteital pnth TPORAEWN UTTOXPEWONG AITIOAOYNKEVNG Kal ENTTPOBETUNG
amdvTnong €k pépoug Tng Aloiknong. H amoucia pntAg Kal TEKUNPIWKPEVNS YVWwHOodATNONG ETTi
AITNUATWY TTOU aPOopoUV CORAPES, TaXEWG £LENICOOUEVEG | ATTEIANTIKEG yIa TR {wr| TTABAOEIG, Ol
oTToieG evOEXETAI VO 0dNyROoUV o€ avatrnpia, dev ouvadel Pe TIS apxEG TNG XpnoTig dloiknong, Tng
dla@avelag Kal TNG avaloyikéTnTag Kal dev PTTopei va Asitoupyei o€ Bapog Tou aoBevouc.

6. Na ataAeipBei n c1wTNER amoppIyn Yia OAEG TIG TTEPITITWOEIG, BIOTI €11 TNG ApXNAS €ival un
elAoyn. EvVOAAGKTIKG, Ba TTpETTel va uTTapéel TTPOBAEWN «OIWTTNPAG aTTOdOXNG» OE TTEPITITWON
ATTPaKTNG TTapéAeuong TnG BeopoBeTnuévng TTpoBeopiag ek pépoug Tou Z.H.I. f/kal Twv apuddiwy
ETTITPOTTWV.

7. Na mpoBAe@Bei **autouarn avavéwon™ yia xpovieg BOepatreieg epdoovV 0 BePATTWV 1ATPOG
TEKUNPIWVEI oUVEXIZOUEVN avaykn. EVOAAKTIKA, va avTikataoTaBei pe Tnv akdAouBn diatutrwon «la
BepaTreieg TToU agopolv Z1rdvieg MNabroeig, Kal 18iwg TTEPITITWOEIG OTTOU EVOEXETAI VA UNV uicTaTal
Kapio evaANGKTIKR) BepatTeuTikh €TTIAOYT, N avavéwaon TNG XoprRynong Ba TrpETTEl va CUVOEETAl E
TTEPIODIKI KOl TEKUNPIWHEVN KAIVIKY)  ETTAVEKTIUNON TNG ATTOTEAECUATIKOTNTAG Kal Tou Adyou
OPENOUG-KIVOUVOU, 0€ ouvapTNON ME TN QUON TNG VOOOU, TNV KAIVIKA avTattoKpIon, Kal TN GUVOAIKT)
Topeia Tou a0Bevolg, PBAoEl EMOTAPOVIKA TEKUNPIWMEVNG 1ATPIKNAG KPiong», Kal OxI MEoW
€EAVTANTIKWY 1 duocavAAOYa YPAPEIOKPATIKWY OIadIkaciwyv. H 1pooéyyion autr diac@alilel Tn
OUVEXION TWwV BePATTEIOV TTOU TTAPEXOUV  ATTOOEDEIVMEVO KAl OUVEXICOUEVO KAIVIKO OQEAOG,
AapBdvovTtag uttéwn TN HAKPOXPOVIa KAl OUXVA [N UTTOKOTAOTACIUN OX£0N METAEU BepaTtreiag Kai
vooou.

8. Na diac@aAioTei 611 dev DIAKOTITETAI KAMia OepaTreia Adyw EKKPEUOUG ETTAVEYKPIONG.
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9. Na avayvwpifovTal wg aTTodeKTd TEKURPIA:

* YVWHN €CEIBIKEUPEVOU KEVTPOU,

* yvwhod4TNON 10TPoU PE atrodedelyuévn UTTEIpia aTn vOoO,

* Oedopéva UNTPWWV,

* real-world evidence,

* D1EOVN KAIVIKG Oedopéva,

* dedopéva atrd European Reference Networks,

* surrogate endpoints,

* dedopéva atmd FDA accelerated approval j aAAa agiémoTa puBuioTiké TTAdiola.

10. Na TpoBAe@Bei pntd n duvartétnra agioAdynong kai amolnuiwong Tekunpiwpévwy off-label
xpnoewv oe Zmavia Noonuarta, TadIaTPIKOUG KAPKIVOUG Kal TTEPITITWOEIS XWPEIG BepaTreuTIKn
EVAAAOKTIKI).

11. Na dnuioupynBei €181k ypapur uttooTipigng yia Z.H.IM. kar Zmavia Nooruara.

12. Na dnuioupynBei eviaiog wneiakdg eakeAog aocBevoug pe Zmravia Nooruara og ouvdeon HE Ta
MnTpwa ZTaviwv, WoTe va Jn ¢nTouvTal ETTAVEIANUUEVA Ta B0 OTOIXEIA.

MpoTeivopeEvn VOUOTEXVIKA TTPOo0OKN
Mporteivetal va TTpooTebEei véa TTepiTTTwon oTnv TTap. 1 Tou &dpBpou 265 v. 4512/2018 wg €EAG:

«0oT) ®dpuaka 10U dev TrEPIAapBavovTal otov KatdAoyo Atrolnuiolpevwy Papudkwy, dev Exouv
aflohoynBei 11 TEAOUV o€ exkkpepn Odladikacia agfiohdynong n amolnuiwong, kair {nTeitar va
xopnynbouv kat e&aipeon yia voéooug 1 TTaBoAOYIKEG KATOOTACEIG AUECA ATTEIANTIKES yia TN {wn,
Taxéwg €geNIOOOUEVES 1 IKAVEG va TTPOKaAéoouv avikeaTn BAGRn otnv uyeia, 16iwg otav dev
ugioTaTal d1aB£0IuN BEPATTEUTIKT) EVOAANOKTIKI».

Mpoteiveral emiong n TPooBAKN £151KAG TTAPAYPAPOU

«MNa @dpuaka Tou agopolv CTTAvIa | UTTEP-OTTAVIO VOO HATA, 1 UTTOTTANBUCHOUG auTwy, HE
QATTEIANTIKEG YIO TN {Wh KATOOTACEIG ] KATAOTACEIG TTOU ouvodeUovTal atrd cofapr) avatrnpia, Kabwg
Kal yia TTaidiaTpikoug TANBuouoUg, n un TTARPWan Tou KpiTnpiou atmmolnuiwong o€ GAAa KpATn PEAN
0ev ouVIOTA aUTOTEAR AGYO aTTOPPIYNG TOU QITAHUATOG. 2TIG TTEPITITWOEIS AUTEG CUVEKTIMWVTAI 18iWS N
TEKUNPIWMKEVN 10TPIKI avAyKn, N oTToudia BepaTTEUTIKNAG EVOAAOKTIKNAG, N yvwun EEIBIKEUPEVOU
KEVTPOU 1 BepdTTOVTOG 1aTPOU WE EUTTEIQIA OTN CUYKEKPIUEVN VOO0, OIEBVN €TTIOTNUOVIKA dedouéva,
o0edopéva TTpayuaTikou kdéopou (real-world data), dedopéva pnTpwwv acBevwy, KABWS Kal TuxXov
£ykpion 1 BeTIK agloAdynon atmd avayvwpIoPEVO PUBUICTIKO OpyavICHO.»

Kai €151k TTpOBAEWN yia TTpoBeopieg

«Ta aIrquarta mou a@opouVv aTTEIANTIKES yia TN {wry, TAOXEWG £EEAICOOUEVEG, OTTAVIEG ] UTTEP-OTTAVIEG
madnoeig eetalovial KAt TrpoTEPAIOTNTA €viog Oéka (10) epydoipwy NUEPWYV. ZE TTEPITITWON
ApaKTNG TrapéAeuong TNG TrpoBeopiag, OUvaTal va XOpnyeital TTPoowpIvi) £YKPIOT, £pOCoV
TEKUNPIWVETAI ETTEIYOUCA I0TPIKA avAYKN Kal Ogv u@ioTaTal dIaBEaiun BEpATTEUTIK EVOAAOKTIKL.»
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To ApBpo 12 xpeidleTal ouoiaoTIKA avadiatiTTwaorn, woTte 1o Z.H.I1. va un YeTaTpatrei o€ pnXaviopo
OTTOKAEIOPOU Twv acBevv TTou €xouv Tn HeyaAuTtepn avdykn TmpoéoBaong. MNa 1o omavia,
UTTOTTANBUOOUG TOUG, Kal UTTEP-CTTAvia vooruarta, n kabuoTépnon Oev cival amAwg S1oIKNTIKO
TPOBANUA- UTTOPEl va ONuaivel aTTWAEIA AEITOUPYIKOTNTOG, W avAoTPEWIUN €TIBEIVWON A aTTWAEIA
dwng.

H mpdoBacn ot Bepatreia TTPETTEl va BEUENMIWVETAI TTPWTICTWG OTNV TEKUNPIWMPEVN IATPIKA AVAYKN,
Kal OxI oTnv Taxutnta atmodnuiwong AAAwV KpaTtwy, OTIG eUTTOPIKEG £TMIAoyEG Tou KAK ) o¢
OIOIKNTIKEG EKKPEPOTNTEG.

EvoeikTikA BiBAIoypaia / TTnYVEC TEK iwo

1. European Commission — Rare diseases and European Reference Networks: oToixeia yia 27-36
ekat. acBeveic otnv EE, 6.000-8.000 oTmrdvia vooruata, YEVETIKN TTPOEAEuon Kal TTaIdIKr évapgn.
([Public Health][1])

2. European Parliament Research Service, *World Rare Diseases Day 2025*: atoixeia yia 95%
OTTAVIWV VOONUATWY XWpIc eykekpipévn Bepatreia kal 30% Bvnoiydtnta TpIv TNV nAIKia Twv 5 €TWv.
([European Parliament][5])

3. EMA — *Support for early access*: compassionate use yia aoBeveig pe avekTTAApwWTN 1ATPIKA avAayKn.
([European Medicines Agency (EMA)][3])

4. FDA — *Accelerated Approval Program*: duvatotnta Taxutepng €yKpIong yia coBapég TTabroeig Pe
avekTTARpwTn avaykn Bdoel surrogate endpoints. ([U.S. Food and Drug Administration][6])

5. Regulation (EC) No 141/2000 on orphan medicinal products: gupwTaikd TAQigI0 yia oppavd
@apuaka. ([Eur-Lex][7])

6. Berlanga et al., JAMA Network Open, 2023: off-label ka1 compassionate use oTnv TTQIBIATPIKN
oykohoyia. ([JAMA Network][4])

7. Yuan et al., 2024: vynAn ouxvotnta off-label cuvtayoypdenong oe TTaidiaTpikoug VOONAEUOUEVOUG
aoBeveig. ([spandidos-publications.com][8])

[1]: https://health.ec.europa.eu/rare-diseases-and-european-reference-networks/rare-diseases_en?utm
source=chatgpt.com «Rare diseases — Public Health — European Commission»

[2]: https://ec.europa.eu/newsroom/sante/newsletter-archives/69204?utm_source=chatgpt.com «Europ
ean Reference Networks: First monitoring report published»

[3]: https://www.ema.europa.eu/en/human-requlatory-overview/support-early-access?utm source=chat
gpt.com «Support for early access | European Medicines Agency (EMA)»

[4]: https://jamanetwork.com/journals/jamanetworkopen/fullarticle/2806832?utm_source=chatgpt.com «
Use of Compassionate and Off-Label Therapies for ...»

[5]: https://www.europarl.europa.eu/RegData/etudes/ATAG/2025/769503/EPRS _ATA%282025%29769
503_EN.pdf?utm_source=chatgpt.com «World Rare Diseases Day 2025 — European Parliament»

[6]: https://www.fda.gov/drugs/nda-and-bla-approvals/accelerated-approval-program?utm_source=chat

gpt.com «Accelerated Approval Program»

[7]: https://eur-lex.europa.eu/legal-content/EN/TXT/HTML/?uri=CELEX%3A32000R0141&utm_source=
chatgpt.com «EUR- Lex 32000R0141 — EN — European Union»

m «Off-l

abel and.unapproved pediatric drug utlllzatlon».
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NopoBeTikA TpéTaon ap@iBoAng dNUOCIOVOUIKA ATTOTEAETUATIKOTNTAS

H olkovopikA avaAoyiKOTNTa KAl N TTPAYUATIKA ETTITTTWON OTOV QOPUAKEUTIKO TTPOUTTOAOYIOUO TWV
TIPOTEIVOUEVWY MPETPWY OEV TEKUNPIWVOVTAI ATTO Kaia ONUOCIEUMEVN 1] TEKUNPIWUEVN HEAETN
agloAdynong OIKOVOIKOU n UYEIOVOMIKOU QVTIKTUTTOU, ouTe ato avaAuon
KOOTOUG-ATTOTEAECPATIKOTNTAG.

Q¢ ek TOUTOU, OEv TIPOKUTITEI OTI TO €loAyodeva MPETPA Ba emTUXOUV TOV  ETTIOIWKOUEVO
ONUOCIOVOMIKO OTOXO N TN PeATiwon TNG aATTOdOTIKOTNTAG TOU CUCTAMOTOG. AVTIBETWG, €VvEXOUV
ooBapd Kivouvo TTepPIoPIoUOU TNG TTPdoRacng Kal BéTouv o€ Kivouvo Tnv uyeia Kal TN (wn XINGdwv
TTadIaTPIKWY Kal eVAAIKWY EAARvVwY acBevwv, 18iwg 6owv TTagxouv atrd oTrdvia Kal atmeiAnTiké yia
TN {wr) vooruara, Ta otroia ouyxvd odnyolv G onuUAvTIKA avatTnpia.

H trpoteivouevn puBuion @aivetal va oOTnpiCeTal O€ EKTIUMWUEVO TTEPIOPIOUO TNG QOPUAKEUTIKAG
oatdvng, Xwpic va ouvodeuetal ammd dounuévn Kal dnuooieupévn HEAETN agloAdynong Tng
QATTOTEAEOATIKOTNTAG TWV AUOTNEOTEPWYV TTPOUTTOBEcEWY TTpdoBacns. QoTdo0, 1IBIWG WG TTPOG TA
opgava @ApPaka Kal TIG Beparreieg yia UTTEP-CTIAVIA VOCTMOTA, N TTPOCEYYIoH auTh Eival
duoavdAoyn, KoIVwVIKA adIkn Kal dnUoCIovOUIKA ap@iBoANG aTTOTEAECUATIKOTNTAG.

H di1eBvAg BiBAloypagia katadeikvuel OTI, TTapd To uwnAd KOoToG avd acBevh, Ta opPava GAPUAKQ
QVTITTPOOWTTEUOUV HIKPO TTOC0OTO TNG OUVOAIKAG QAPUOKEUTIKAG &atmdvng, AOyw TOU E€EQIPETIKA
TTEPIOPIOUEVOU aPIBUOU acBevwov. MeAETN Ot eUpwTTaiKG ETTITTEDO €EKTINNCE OTI TO MPEPIOIO TWV
opPAVWV PAPHAKWY OTN CUVOAIKN QAPHOKEUTIKA ayopd augnénke atmd 3,3% 1o 2010 o€ Trepitrou
4,6% 10 2016, pe TGON OTABEPOTTIOINONG OTN CUVEXEIA: AKOUA Kol o€ avaAuon suaiobnaoiag, 1o
avwTaTo £UPOG EKTINABNKE 0TO 6,6%. (PubMed)

AvrioToixa, eupwTtraika dedopéva tTng IQVIA, émrwg Tmapouaidotnkav atmé 1o EURORDIS, deixvouv
o1l T0 2016 01 gyKeKPIPEVEG OpPavEG BepaTreieg avTioToixouoav o€ Trepitrou 3,5% TnNG OUVOAIKNG
QPOPMAKEUTIKNG dATTAVNG O €UPWTTAIKO eTTiTTeEdO, evid ouvéBaAav poOAIG katd 6,6% oTnv eTACIA
auénon Tng. (download2.eurordis.org)

Ta dedopéva autd KoTadEIKVUOUV OTI O OTTOKAEIONOG 1 N KaBuoTépnon Tpoofacng o€ oppavd
Qapuaka Oev OUVIOTA OUCIOOTIKO €pyaAcio dnuociovoulkAg e€uyiavong. AvTIBETWG, WETOPEPE!
duocavdloyo BApPog OToug acBeveic Pe T PEYOAUTEPN AVEKTTARPWTN IATPIKA aAvAyKn, XWwPig va
ETTIPEPEI AVAAOYO I ATTODEDEIYUEVO OPENOG VIO TOV GUVOAIKO TTPOUTTOAOYIOHO.

EmmmAéov, n mpaypatikh EENIEN TG daTrdvng oTa KavaAia €KTaKTNG TTPOCBacng dev o@eileTal kat
QvAyKn OTOV TTEPIOPICHEVO APIBPO opYavwy BepaTtreiwy, oUTE PTTOPEI va ATTOdO0BEI YEVIKWG OTNn
O1dpkela TTapaugoving Toug ot peTafarikd kabeoTtwta. I6iwg Otav TTPOKEITal yia BepaTtreieg TTou
agopouv Zmavieg Mabrnoeig, yia TIG oTroieg —OTwWG AdN avaQEPETal— N évTiagn OE TUTTIKEG Kal
MOvipec Oladikaoiec afloAdynong kai amolnuiwong Oev eival TTAVTOTE PEAAIOTIKN | EQIKTH, Ol
MNXAVIOWOi €KTAKTNG TTPOCRacNG £TTITEAOUV KPioIuo pOAo wg avaykaio Beopikd diXTu ac@aAciag yia
000BEVEIG JE AVIKAVOTTOINTEG IOTPIKEG AVAYKEG.
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ZUVETTWG, N 0pBr AUon dev €ival 0 aTTOKAEIOPOG TwV aoBevwv, aAAG n TaxuTepn Beopikh dladpoun, N
éykaipn a&loAdynorn, n oToxXeuuévn dIATTPAYNATEUON Kal N dnuioupyia diakpiToU TTPOUTTIOAOYICUOU
yia oppava @dpuaka 1 IGET. H mpoofyyion autry ouvadel he Tn OeopiKA AOyYIKH TTOU EXEl
avayvwpeIoTel Kal o€ eTTiTTed0 vouoAoyiag, cUP@wva PE TNV OTToia Ta 0pPAvA PAPHAKA OTTOTEAOUV
OAWG €1dIK KaTnyopida, ME TIPOBAEWINO Kal TTEPIOPICPEVO TTANBUOPO 0OBeVWOV KAl CAPWG
KaBopiopévn KAIVIKI] avaykn, Kal wg €K TOUTOU Oev eVOEIKVUTAI VO UTTOKEIVTAI 0€ opIfOVTIa KPITAPIO
OTTOKAEIOUOU 1] PETPA TTOU AKUPWVOUV OTNV TTPAEN TOV TTPOCTATEUTIKO KAl £61I00PPOTTNTIKO TOUG POAO
OTO OUCTNMA UYEiaG.

Etropévwg, dev TPOKUTITEI A1Té KOUia dnuooicupévn HEAETN OTI N TTPOTEIVONEVN pUBUION
emiTuyxavel dikalo e§opBoloyioud TG damrdvng. AvTifETWG, evéXel Tov Kiviuvo dnuioupyiag
€vOG OUOTAMATOG OTTOU N BNMOCIOVOHIKN ETTITITWON gival TTEPIOPICHEVN, aAAd n avOpwTTivn
EMITITWON €SAIPETIKA Bapid: TraIdIA Kal EVAAIKEG JE OTTAVIA, UTTEP-CTTAVIO KOl ATTEIANTIKA YA
TN W VOORUATA, TA OTToia CUXVA 0dnyouv o€ oofapn avarrnpia, evoéXeTal va oTepnOoUV TN
MOvN d108£01un BepATTEUTIKN ETTIAOYN.

H [MoAreia &ev ptropei, eAAeiwel dnUOCIEUPEVWY KAl TEKUNPIWHEVWY OeBOPEVWY, VO ETTIOILKEI
etoikovounon péow Tng KaBuoTtépnong f TNG dpvnong mpdéofacng o€ Bepartreie TTou apopouv
MIKpOUG TTANBuGPOUG acBevwy Je Tn PeyaAuTepn avekTTARpwTN 10TPIKA avaykn. Mia Tétoia emmAoyn
gival Tautdxpova AdIKN, AVTITIOPAYWYIKA Kal avTiOeTn TTPOG TN AOYIKK Kal TIG apXEG Tou €BVIKOU Kal
EUPWTTIAIKOU TTAaIciou yia Ta Z1ravia Noonuara.

ZUVETTWG, €AV 0 O0TOXOG gival n dlac@AaAion TG SNUOcIoVOoUIKAS BIWOINATNTAG, TO KATAAANAO
epyaleio dev gival o ATTOKAEIONOG, AAAG:

n mpORAsywn diakpIToU Kal TTPORAéWIOU TTPOUTTOAOYIOHOU YIA Ta OpPavE QAPHAKA,
n Taxeia agioAdynon kai diarpayudreuon,

Ol CUHPWVIEG ETTIPEPICHOU KIVEUVOU,

n avamTuén Kai aglooinon uNTPWWYV ac0evwyv Kal SES0MEVWV TTPAYHATIKOU KOGHOU
(real-world evidence),

® 0 éAeyXog TnG SIAPKEING TTOPANOVAG O€ KABEOTWGS EKTAKTNG EICAYWYNG,

Kal 6x1 n €mIBOAR opIfOVTIWV KPITNPIWV TTou atrokAgiouv aoBeveig Tpiv akopn agioAoynOei n
TTPAYMATIKE I0TPIKF TOUG avAyKn.

EvdeikTikn BifAloypagia

A. EAAnVIKN vopoBeaia / BeouIkd TTAdioIo

Zuvtayha TnG EAAGDaG, dpBpo 21 mmap. 3 — KPaATIKA WEPIMVA yia TNV Uyeia Kal €I0IKF TTPOCTAGIO
EUGAWTWY opadwy. (Eur-Lex)

N. 4512/2018, dpBpa 249 kal 265 — agloAdynon kal ammolnuiwon eapudkwy, Kabwg Kal XuoTnua
HAekTpovikAg Mpoéykpiong (Z.H.MM.). (XPEE)

N. 3816/2010, dpBpo 12 TTap. 2 — edppaka uynAou KOGOTOUG €IBIKWYV TTABHCEWV.

N. 5161/2024, &pBpo 19 — TpoTTOTIOINCEIG GTO TTAQICIO afloAdynong Kai atmolnuiwong apuaKwy.
KatdAoyog Atrolnuioupevwy Papudkwy / OeTIkOg KatdAoyog — e@appoaTikd TTAaiclo atmrolnpiwong
Qapudkwy otnv EAANGSQ.

2uotnua HAektpovikng TMpoéykpiong (Z.H.M.) EOMYY — &iadikagia TTPOEYKPIoNS QaPUAKWY
€IDIKWV KATNYOPIWV.
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B. EupwTraikr vouoBeaia / kavovioTikd TTAaicio

Kavoviouog (EK) 141/2000 yia 10 op@avd @dppoka — Beotrifel Tn S10dIKaoia XapoKTNPIOHOU
OPPAVWYV PAPPAKWY Kal Ta KivnTpa yia avamTuén kai 81aBeon Toug. (Eur-Lex)

Kavoviopdg (EK) 726/2004 — kevTpikr) diadikaoia £€ykpiong @apudkwy atmé tov EMA.

Kavoviouog (EK) 847/2000 — e@apPoOTIKEG BIATALEIG YIA TOV XAPOKTNPIOUO OPPAVWY QAPUAKWY.
Kavoviouog (EE) 2021/2282 yia tnv A&loAdynon Texvohoyiwv Yyeiag (HTA Regulation) — koivo
EUpWTTAiKS TTAQICI0 agIoAGYNONG TEXVOAOYIWV UYEIaG.

Xdaptng OgpeAiwdwyv Aikaiwpatwy TG EE, apbpo 35 — dikaiwpa Tpdofacng OTnv UYEIOVOUIKA
TEPIBaAYN.

Odnyia 2011/24/EE — dikaiwpaTa aoBevwv 0T dIACUVOPIAKK UYEIOVOUIKE TTEPIOaAWN.

I. EupwTraikoi opyaviopoi / BeCIKES TINYEG

European Commission — Orphan medicinal products — mepiypd@el Tn AoyiKr) Twv KIVATPWYV yia
épeuva, avatTuén kal d1aBeon oppavwy eapudkwy. (Public Health)

European Medicines Agency (EMA) — Orphan designation legal framework — emmionun teplypaen
TOU €UPWTTAIKOU TTAaIgiou yia opgavd @dpuaka. (European Medicines Agency (EMA))

EMA — Support for early access / compassionate use — BeouIKA avayvwpion KNXAVICPWY TTRWIKNG
TTPOCRACNG YIa 0OBEVEIG HE AVEKTTANPWTN I0TPIKA AVAYKN.

European Reference Networks (ERNs) — esupwTraikd SikTtua eutreipoyvwpoolvng yia oTrdvia Kal
TTOAUTTAOKG VOO TiUOTA.

A. ZToixeia TpéoBaong Kal KaBuoTEPHoEWV

EFPIA Patients W.A.L.T. Indicator 2024 Survey — oToixeia yia kaBuoteprnoelg d1a8eocipdTnTag Kal
TPOcRacng o€ KavoToueg BepaTreieg otnv Eupwtn. (EFPIA)

>OEE / EFPIA WAIT Indicator yia EAAGOa — yia 1a op@avd edapuaka atnv EAAGSa kataypd@eTal
d1a0e01poTNTa 36% KO Xpovog diabeaipotntag 704 nuépes. (ZPEE)

IQVIA / EURORDIS ortoixeia yia Tn d01mmavn op@avwy QApuAKwY — Ta oppavd QApPaKa
QVTIOTOIXOUV O€ PIKPO TTOCOOTS TNG GUVOAIKNG QOAPHAKEUTIKNG dATTAVNG.

E. EmoTtnpovikn BiBAloypagia / Tekunpiwon

EvaluatePharma / Schey et al. — avdAuon Tng €mMTWONG TWV OPPAVWV QOPUAKWY OTOV
EUPWTTAIKO QAPPOKEUTIKO TTPOUTTIOAOYICHO, HE EKTIUNON TTEPIOPIOUEVOU OUVOAIKOU budget impact.
(Eur-Lex)

JAMA Network Open — Off-label kar compassionate use oTnv TTaIdIATPIKA OYKOAOYia — TeKUNPiwon
TNG TTPAKTIKNG onuaciag Tng off-label xpriong o€ TaudiaTpikoug Kal 0yKOAOyIKOUG TTANBUopoUG.
Orphanet / Rare Diseases Europe — emdnuioAoyikd dedouéva yia OTTAvVIO VOCHUATA, oppava
QPAPMAKA KaI EUPWTTATKES EYKPICEIG.

EURORDIS - Rare Diseases Europe — oToIXeio yia QavekTTApwTeG avaykeg, trpooBaon,
KaBUOTEPNTEIG KAl KOIVWVIKOOIKOVOMIKES ETTITITWOEIG TWV GTTAVIWY VOCNUATWV.

2T. MNnyég yia TN Aoyikr) Tou vOuoBETn

ArmoAoyikég okéwelg Kavoviopou (EK) 141/2000 — avayvwpifouv 611 oI acBeveig pe otévia
vooruata TPETTEl va €xouv Tnv idla TToidTnTa BepaTtreiag Pe Toug AoITToUG aoBeveic Kal OTi
aTraiTouvTal €I0IKA KivATpa yia TNV avdTtiTuén op@avwyv @appakwy. (Eur-Lex)ApBpo 249 .
4512/2018 — avadeikvuel wg kpitipia agiohdynong Tnv KAIVIKA agia, To BepatreuTikd O@eAog, TNV
QVEKTTANPWTN 10TPIKA avAyKn Kal TN coBapdtnta Tng vooou. (Kyriakides Georgopoulos Law Firm)
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European Commission Pharmaceutical Strategy / rare diseases policy — utrooTtnpicel Tnv avaykn
BeATiwong Tng TPOCoRaCNG o€ BePATTEIEG VIO AVEKTTANPWTES IOTPIKEG AVAYKEG KAI OTTAVIA VOOTUATA.

yia Zravia NooRuara

H mpéoBaon Twv acBevwv pe Zmavia Noornuata oe KAatdAAnAn Bepatreia dev atmoTeAei aTTAWG
{NTNUO @APPOKEUTIKAG TTOAITIKAG, OAAG ouvdéeTal Aueca Pe BepeAidEIG apxéG Tou eAANVIKOU Kal
EUPWTTAIKOU dIKaiou.

270 €A\nVIKG CuVTAyPATIKO TTACiCIO, TO GPBpo 21 Tap. 3 Tou Zuvtdyuatog TTPORAETTEI 0TI TO KpATog
MEPIUVA YIa TNV UYEIa TWV TTONITWY Kal AdPBAvel EIBIKG PETPA yId TNV TTPOCTAGIA EUGAWTWY OPAdwWY,
evw TO 00 GpBpo avayvwpilel €I0IK KPOATIKA @EOVTIdOA yia ATopa TTou TTACXOoUV atrd aviartn
CWHATIKA A TIVEUUATIKR VOO0O0. ZUVETTWG, KABe puBuion TTou agopd acBeveig ue otavia, cofapd n
atreIANTIKA yia TN {wh vooruata TTRETTEl va pUNVEUETAI UTTO TO TTPIOHA TNG EVIOXUMEVNG TTPOCTACIOG
TNG UYEiag Kal TNG apxng Tng avaloyikdtntag. (Hellenic Parliament).

2¢ eupwTraikd emmimedo, o Kavoviouog (EK) 141/2000 yia ta op@ava @ApuaKka BECTTIOTNKE aKPIBWS
ereId n ayopd, atrd Yovn TG, dev ETTAPKEI yIa TNV AvATITUEN Kal dIdBeon BepaTTeEiwy yia JIKPOUG
TANBucpolg aoBevwyv. H Aoyikr) Tou EupwTtraiou vouoBétn eival oa@ng: ol aoBeveic pe Zmavia
Noonuarta mpétrel va £xouv dikaiwpa o€ idia TToIdTNTa BepaTreiag pe Toug Aoimroug acBeveig, TTapd To
MIKPO péyeBog TOu TTANBUCPOU Kal TNV TTEPIOPICHEVN EUTTOPIKA EAKUOTIKOTNTA TWV OXETIKWV
Bepartreiwyv. (Public Health)

O EupwTraikég Opyaviopdg Gappdkwy avayvwpider 611 Ta Z1rdvia Noorjpata ouvioTolv onuavTIKA
QVEKTTANPWTN 1ATPIKN avaykn Kal 011 0 Kavovioudg yia Ta op@ava QApHaKa £xEl KEVTPIKO pOAO OTn
OleukdAuvon TNG avdaTrTuéng Kal €yKpIonG QApudkwy yia autég TIG Tradnoelg. lMepittou 36
ekaToupUpia avBpwtrol otnv E.E. {ouv pe Zmavia No6oo, yeyovog TTou KaTtadelkvUel OTI TIPOKEITAI yIa
¢nTnUa dnuodoiag uyeiag, kal Oxl yia TePIBwpIakr kartnyopia aoBevwv. (European Medicines Agency
(EMA))

H idla TrpooTateuTikyy AOYIKA ATTOTUTTWVETAI KAl OTO €AAnvIKG ouoTtnua  agloAdynong Kai
atrolnuiwong, kabwg 10 ApBpo 249 Tou v. 4512/2018 TrepiAauBdvel wg Baoikd KpiTApla agioAdynong
T0 KAIVIKO O@elog, Tn coBapdtnTa Kal TO QOopPTio TNG vooou, Tnv €midpacn oTtn Bvntétnta Kai
voonpdéTtnta, KaBwg kal Tnv UTtapén OIaBéoipwy BepatreuTikwy eTTIAOywy. AnAadr, o 'EAAnvag
VOMOBETNG €xel AON avayvwpioel o1 n agloAdynon Oev PtTopei va oTnpEifeTal aTTOKAEIOTIKA O€
OpICOVTIa BIOIKNTIKA KPITAPIA, AAAG TTPETTEI VA CUVEKTIMA TNV TTPAYUATIKA KAIVIKA avaykn. (Lawspot)

Mepaimépw, TO0 UPIOTAPEVO EAANVIKO TTAQICIO €XEI TTPORAEWEI €10IKEG ECAIPETEIS VIO OPPAVA PAPHUAKD
Kal yIa QAPPOKO JECOYEIAKNAG avaldiog Kal dPETTAVOKUTTAPIKNG VOOOU, YEYOVOGS TTOU £TTIRERAIWVEL OTI
0 €6vIKOG vopoBEéTNG avayvwpilel AdN TNV avaykn dIa@opoTToINUEVNG METAXEIPIONG OUYKEKPIMEVWV
ooBapwv Kal ZTaviwy MNadrioewv. (opengov.gr)
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Y16 10 avwTtépw, N gloaywyn opifdvTtiou Kpitnpiou amolnuiwong o€ 5 atrd 11 kpdtn péAn, i 4 amod
11 yia opgavad @dapuaka, Otv cival cuufartn Pe TN Aoyikrp T600 Tou €AAnVIKOU 60O Kal Tou
eupwTTaikoU TTAaiciou TrpooTaciag. Avti va Aapfaver utrdwn Tnv 1I0I1TEPOTATA TWV  ZTTAVIWV
Noonudrtwy, Ta avTIHETWTTICEl hE GPOoUG KOIVAG ayopdcs Kal adikhg diaBeoiudtnTag.

H mpooéyyion autr eival avtiBetn pe Tov idlo Tov Adyo UTTapéNgG Tng vouoBeaiag yia Ta oppavd
QApUOKaA: va punv attokAgiovtal o1 aoBeveig eTTeIdr ival Aiyol Kai €xouv JeyaAn akAAUTITH avaykn.

EmmpooBeta, 10 avTioToixo KpITApIo amolnuiwong o€ 5 amd 11 kpdtn péAn dev e@apudleTal Kav
oT1o TTAQigIo TnNg TaKTIKAG diadikagiag afioAdynong kai AWng tmionung amolnuiwaong étav TpoKeITal
oc oppava @dpuaka. YTO TO Tpiopa autd, n TTPOCTIABEIa £QOPUOYNG OXETIKOU E€EWTEPIKOU
KpITnpiou aTov unxaviopd kot efaipeon TpdoBaong, o o1moiog AeiItoupyei wg dixTu ao@alciag yia
a0Beveig TTou £xouv avdykn Bepatreldv pn dIabEécipwy 0T Xwpea, kadioTtaTtal akdua Aiyotepo eUAoyn
KAl avaAoyIKr).

2XETIKA vouoBeaia, Sikaiwparta acBevwy kai BiBAioypagia

A. EAANVIKO cuvTayuaTiko Kal VOPUOBETIKO TTAQiCIO

2uvraypa TG EANGSag — ApBpo 21 map. 3 (AKaiwpa oTnv uyeia Kal €18IK TTPOCTOCIa
EUAAWTWV opaéwv)

N. 4512/2018 — ApBpo 249 (Kpimpia agiohdynong @apudkwv: KAIVIKR agia, avekTTAnpwTn
avaykn, coBapdtnta voéoou)

https://www.lawspot.gr/nomothesia/n-4512-2018/arthro-249

N. 4512/2018 — ApBpo 265 (2uoTtnpa HAekTpovikAg Mpoéykpiong — ZHIT)

N. 3816/2010 — ApBpo 12 (Papuaka uwnAou KOGTOUG)

N. 5161/2024 — Tpotmrotroifoeig HTA kai atmrolnpiwong eapudkwy

B. EupwTraikd dikalo Kal KavovIoTIKO TTAQicIo
Kavoviouég (EK) 141/2000 yia Ta opgavd @apuaka

https://eur-lex.europa.eu/legal-content/EN/TXT/?uri=CELEX:32000R0141
Kavowopog (EK) 726/2004 (KevTpIikn £ykpion EMA)

Kcvowopog (EE) 2021/2282 (HTA Regulation) |
https://eur-lex.europa.eu/eli/req/2021/2282

Odnyia 2011/24/EE (Alaouvoplakn TTepiOaAywn)
https://eur-lex.europa.eu/legal-content/EL/TXT/?uri=CELEX:32011L0024

I ©gpehiwdn dikaiwuarta aoBevwy (EE)

Xaptng OegpeAiwdwyv Aikaiwudtwy NG EE — ApBpo 35 (Aikaiwua otnv uyeia)
https://eur-lex.europa.eu/legal-content/EL/TXT/?uri=CELEX:12012P/TXT

European Patients’ Rights Charter (Active Citizenship Network)
https://ec.europa.eu/health/sites/default/files/ph_overview/co_operation/docs/health_services_c

0108_en.pdf
EURORDIS — Aikaiwuata acBevwy he aTTdvia VOOHUATO

https://www.eurordis.org
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A. AigBvég dikalo — OHE kar avBpwTTiva dikaiwuata AROENGN EANAACY

OikoupevikA Alaknpugn Aikaiwudtwy Tou AvBpwtrou (OHE) — ApBpo 25

(Aikaiwpa o€ uyeia Kal 10TPIKA @POVTIdA)
https://www.un.org/en/about-us/universal-declaration-of-human-rights

AleBvég Zupwvo Oikovoulkwy, Koivwvikwy Kai MoAImoTikwyv Aikaiwudtwyv — ApBpo 12
https://www.ohchr.org/en/instruments-mechanisms/instruments/international-covenant-economi
c-social-and-cultural-rights

UN Convention on the Rights of the Child — ApBpo 24
https://www.ohchr.org/en/instruments-mechanisms/instruments/convention-rights-child

UN Convention on the Rights of Persons with Disabilities — ApBpo 25
https://www.ohchr.org/en/instruments-mechanisms/instruments/convention-rights-persons-disab
ilities

E. Maykdéouiog Opyavioudg Yyeiag (WHO)

WHO Constitution — Right to Health

https://www.who.int t/governan nstitution

WHO - Universal Health Coverage (UHC)
https://www.who.int/health-topics/universal-health-coverage
WHO - Essential Medicines & Access

https://www.who.int/teams/health-product-policy-and-standards/essential-medicines

2T. EupwTtraikoi opyaviopoi Kal TTOAITIKEG yia OTTAVIO VOOAUOTA

European Commission — Rare Diseases Policy
https://health.ec.europa.eu/rare-diseases

EMA - Orphan Medicines Framework

https://www.ema.europa. n/human-regulatory-overview/orphan-designation
EMA — Early Access / Compassionate Use

https://www.ema.europa.eu/en/human-regulatory-overview/support-early-access
European Reference Networks (ERNs)

https://health.ec.europa.eu/european-reference-networks_en

Z. ZToixeia TpéoBaong Kal aviooTHTWY
EFPIA WAIT Indlcator 2024

ZCDEE I'IpooBoro'n (of3 Kclvoropsg Gspomalag crnv E)\)\aéa
https://www.sfee.gr/en/concern-about-greek-patients-access-to-new-innovative-treatments/

H. OIKOVOUIKA ETTITITWON 0pPAVWY QAPPAKWY
Schey et al., Orphan drug expenditure in Europe
https://pubmed.ncbi.nim.nih.gov/21951518/

EURORDIS [ IQVIA - Market share orphan drugs
: i . 2019/P

©. EmoTnpovikn Tekunpiwon (off-label & omavia voorparta)
JAMA Network Open — Off label use in oncology

Spandldos Publlcatlons - Pedlatrlcoff-label prescrlblng ‘

https://www.spandidos-publications.com/10.3892/etm.2024.12701
Orphanet — Rare disease epidemiology https://www.orpha.net
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