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>riaviec MNadnoeic & NMpokAnoeLg

nepLloocotepa amno 5 ota 10.000 dtopa otnv Eupwrmaikn
, Drug Regulation 141/2000)

O ZTI'.'aVlE - OTIAVLEG KOTOYEYPOUUEVEC TIOONOELG

dUALOTLKEC, Bavatndopec kal og peyalo mocooto > 40%
a

OTLC OTIAVLEG OB OELG, 0dnyel o€:
odpaApevn» dtayvwon n kabuotepnon. To 25% Ttwv
amo 5-30 xpovia amno tnv evapén Twv

«eMBAaBOUC» DAPUAKEVTIKAG aywynG. To 40% Twv
Bel «AavBaopgvn» Slayvwon.
BAABec.



Opdava Qapuaka & NMpokAnoeLc

p.éq

WV onaviwv nabnoswv

100evwy ava evoelén

AU uPnAou piokou

xyopag, Sev umtapyel evoladEpov yla avantuén Kol
DAPUAKWY




Opdava Qapuaka & NMpokAnoeLc

n yewypadikn Staomopa

debopevwy dev Sladopomoleital anod ekeivn Twv pn-
TIKO 0deloc/ pioko
nituén 6ev apkouv. InUOVTLIKA €lval n mpoofaaon o€ auth tn

PLKAG KOwOoTNTAC avadopLKA HE TN owoTn Sldyvwaon, TLG
¢ BeparmevutikolG 1 SLOYVWOTLKOUG
ovwV GapUAKWY




Ta oppava pappaka, Exouv vPnAo ploko

emevOUoNC
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Orphan Medicinal Gained Authorisation Non-orphan drug Non-orphan
Products applications Licensed

O «BaBuoc entuyiag» amod tnv Epeuva otnv KukAodopia, ival moAv
ULKPOG yla ta Opdava Qappoka.



Opdava Qapuaka - TToyKOOULOL

0

Eykpioelc opdavwv dapuakwv . % - -

U.S. Food and Drug Administration L IROWE y INES ACENCY EB\m:éq Opvuvmpéq Oupuﬁumv
Im Protecting and Promoting Your Heaith e ]L| !:Q.‘]]-,[-._fu\u‘.‘q_(:\} E-.l:?uluia_nlgl\t"\ gty : O ‘ ' National Organization for Medicines




Opdava Qappaka - EAada

* 50 opdava dappoka KukAodopouV Kol ArolNLWVOVTOL
eEoAoKANpPoOU aATIO TO LOPAALOTLIKO TAMELQL.

Alavepovtal amno:

- dNUOoL VOOOKOUEL
- VOOOKOMELAKA PopUaKELD
- 1OWWTIKA dappaKkela

* 21 Swavepovtal péow IOET (Stadikaoio EKTAKTNG ELCAYWYNC)



TuuoAoyLakn MoALTkn

EVOC YOAPELOKPATIKOC AaBUptvioc

3% cival n @apuaKeUTIKA daTTAvn yia op@avd @apuaka £TTi Tou Guvolou TG (2 dIo. Eupw)

NOOCOKOMEIAKES TIUEG TOU EWTEPIKOU => ex factory Tiuég oTnv EANGOQ

AvaTigoAdynon opPavwy QOAPPAKWY: JE TO OUVOAO TwV QAPUAKWY XWPIg Kauia
eaipeon.

KaBuoTépnon TinoAOYyNong & utraywyng oTn BeTIKr AioTa- YEVIKI N EPUNVEIA yIa TNV
EYKPION TWV 0pPAVWYV QAPPAKWY 0T BETIKA AioTa

Mapadeiyua VPRIV: Mdiog 2011 n katdBeon yia Tipn-> Mdiog 2014 n ettionun
KukAo@opia oTnv EAAGda (€xel AdBel Eykpion atmd Tov Eupwtraikd Opyavioud



[MpooBaon otn Beparneia:
EVOC (aKouUn) YpapELOKPOTIKOC AaBUptvioc

2UVEXEIG TTEPIKOTTEG OTN QAPHOAKEUTIKA SATTAVN KAl OTN VOOOKOMEIOKA
QAPMAKEUTIKH datrdvn

2UMMETOXA TWV aoBevwy oTn datrdvn

XpovoBopeg dladikaoieg EyKpiong TIMAG Kal EvTagng o€ OETIKN AioTa

Aduvapia TTpwipng TPpOoRaong o€ Bepartreieg

Xpovoopeg dIadIKATIES KAl EYKPITEIG KAIVIKWV HEAETWV

ATtroucia Baong dedopévwy (registries) yia omavieg mabnoeig otnv EAAGda




Standard health technology assessment criteria are not
designed for rare diseases

Clinical trials lack large data sets Rare disease clinical trials make

Typical clinical frial pah%mnumbﬁgs for common and rare assessment cha"eng ing
Often lack Frequentabsence of  Difficulties in
diagnostic tests large scale data-sets  conducting double-
and have smaller to demonstrate blind studies due to
numbers of treatment value® size?

Short Bowel Syndrome =43 patients to

participate in
mals34

As a result, assessment processes for rare disease medicines lead
to substantial delays or failure to gain access®

1. hitps-ifveses.nchi_nlm.nib_gowpmcfarticlesiPMC 504 70028/
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[MpooBaon otn Beparmeia
O omnoudaioc poloc tou IQET

Eloaywyec oppavwv
dapuaKkwyv (LOVTEAO
«EKTOKTNG ELOAYWYNGY)
2 NUOVTLKI) CULBOAN
oTNV apxLKn dlaxeiplon
NG mpooBaonc otn
Beparmeia

Y UYKEKPLUEVOC apLBLLOG
aoBevwy, E0TW KOl PE
XPOVOKOOUOTEPAOELCS
AapBavouv to pappoko

oMQz...

Agv unopet :
Not UTTOKOTOLOTACEL TO £pYO

KOl TLG UTTOXPEWOELC LG
GOPUAKEVTLKNAC ETALPELOC
Na dtaocdaAioel tnv
ETAPKELA TNG EAANVIKAG
ayopac o€ «opdava»
dappaka

Noa mpoodépetl kaBoAkn,
g£UKOAN Kol xwpic Slakploelg
npooBacn OAwv Twv
aoBevwv ota «opdava
dbappaka»




[MpooBaon otn Beparmeia

O KaBopLoTIKOC pOAOC TOU LATPOU

oooc ¥

Hunter
56,2%

AdLayvwaortol
AoOeveic

O 1N eviUEPWHEVOC LOTPOG:

* Avtipetwrilel SuokoAia / kaBuotépnon otn
Sdlayvwon Adyw armouoiag nAaloiou
ETUUOPDWONC YLA TIC OTIAVLIEC aloBEVELEC (MUmopEl
Val LNV OUVAVTAOEL TTOTE O0TNV KapLEPA TOU
aoBevn pe onavia madnon)

O evnUEPWHEVOC LOTPOC:

* [padPELOKPATLKEC OYKUAWOELC. EXEL TOV XpOVO VAl
TLC OLVTIMETWTTLOEL?

e Evnuépwon twv aacBevwy Kol GPOVILOTWY TOUC
ylo To vOon A Toug Kal TAnpodopnaor] Toug yLa TLG
SlaBEaLpEC BEPATIEVTIKEG TIPOCEYYLOELG



H mpooPaon twv acBevwyv pe omaviec aobevelec Ba

TPETIEL VAL E(VOL EUKOAN yLaTL...

O aplBpoc Twv acbevwy PE oTIAVLIA VOO LOTA EIVOL LLKPOC

O aplBUOC TwV UTO aywyn AcOevwy e OTIAVLA VOO LOT
elval mpoPAEPLUOG

napoxn dpovtidag otig mio eunabeic opadeg

oooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooo

O EruBaAAetal va anoteAei €Bvikn mpotepaldTnTa N

_ H amoteAeopatiky O€pameUTIKN) TPOCEYYLON TWV
O aoBevwy e omavia voonpata e€0LKOVOUEL TOPOUG

; YNApXouV amoTteAeCUATIKOL TpOToL €LlcoppOTNONC TNG
O dapUAKEVUTLIKAG Samavng yla oppava pappaka

oooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooo



Avolyovtac To OpOouo otnv pocfacn

3 aéovec

BeAtliwon Twv MAPEXOUEVWY UTINPECLWY UYELOC TIPOC
TouC a.oBeveic pe 2ravia Noonupata

E€opBoloylopoc tne pappakeuTkng damavng yla
rniavia NooApata

Evioyxuon tng €peuvac Kal aélomoinon tTwv
QTMOTEAEOUATWY TNC 0TN Beparmeia




1. BEATLWON TWV TMOPEXOLEVWY UTINPECLWYV LYELAC TTPOC

Touc aoBeveic pe Zravia Noonpuata

EvnUépwon TwV LATPWV KAl TwV aloBevwyv Kol $poVTLOTWY TOUC YLaL TO
vOonNUA Toug Kat TANpodOpno TOUC yLa TG SLOOECLUES BEPATIEVTIKEG
TIPOCEYYLOELG

f AleukoAuvon Tn¢ mpooPBaong toug otn Bepamneia

/\.Abﬁnon ™N¢ Slayvwong




[Tpotewvopeva LETpa

Zapnc Ataxwplouos twv «Oppavwv Qapudkwv» otov SIKTUaKO toro tou EOD kat eldikn oipavon yla autd mouv
Exouv adeia kukAogopiac otnv EAAada - Apuodioc @opéag: EOD

Aéloroinon tng Baong dedougvwy tou Orphanet yLa Ti¢ MPAKTIKES KATEUTUVOELS TTOU apopouv Kévipa Avapopdg,
Epyaotnpia MevetikoU EAyxou, KataAoyo Enaviwv Madnoswv kKAn - Apuodioc Dopéag: Yroupyeio Yyeiag

EéaopalAion tng aueons npocBaong twv aocdevwy HECW TNG EMIOTTEVONS TWV SLabdLKaoLWVY IOV araitouvtal
yla tnv Ekdoon TIUNG Kat urtaywyn¢ otn Yetikn Aiota - Apuodioc @opsac :EOD

Awaocpalion tng dta Biou uNdEVIKNG CUUUETOXN G VLA TOUG AOTEVEIG LUE OTAVIA VOOHUAT, UEOW AUEDCNS EVTAénG
otov KataAoyo papuakwv tou Nopou 3816 - Apuodioc @opéag : EOQ

Eaipeon twv oppavwv @apuaKwy amo Ta 0pLO. CUVTAYOYPAPNONG TWV YLATPWV TTOU CUVTAYOYPAPOUV YL TOV
EOnYY - Apuoédiot @opeig: EOMYY, HAIKA

H dtaopaAion tng eukoAng ntpooBaon¢ kat aceadouc dlakivnone pe Baon tic KATEVIUVTHPLEG YPAUUES OXETIKA UE
TNV 0p 91 RPAKTIKA SLavounc apuakwy yia avipwrivn xprion (2013/C 68/01)




2. E¢opBoloylopoc tnc papuaKeEUTIKNG

darmavnc yia 2rtavia Noohuata

O aplOuoc Twv acOevwy PE oTtAVLIA VOO LOTA EIVaL ULKPOC

O aplBUOC TWV UTO aywyn AcOevwyY e OTIAVLO VOO LOTA Elval
TiPoBAEYP LOC

Arntote)el Bvikn mpotepatdTnTa n apoxn epovtidag otig Lo
eunaBeic opadeg

H amoteAeopatikr) OepameuTIKr) TIPOCEYYLON TWV ACOEVWVY UE oTTAVLA
voonpata e€0IKOVOUEL TTOPOUC 0TO oUOTNHO UYELQG

YTApxouVv amoteAEcUATIKOL TpOTIOL ££L0OPPOTINCNG TNG
dappakeuTKAC Sdarmavng yla opdava pappaka




[Tpotewvopeva HETPOL

Mpowdnon twv anapaitnTtwv eVvepyeLWV yLa tn dnuiovpyia registries yla ta onavia voouata — SUvOEon Ttou UE
HAektpovikn Zuvtayoypapnon

Mpoaywyn tn¢ EKMAidEUONE TWV EUTTAEKOUEVWYV LATPLKWYV ELOIKOTHTWV Kal evioxuon tn¢ uetaél Toug ouvepyaciag —
Anuoupyia Centers of Excellence

Avvatotnta npwiun ntpooBaonc o aodeveic xwpic EVAAAAKTIKEG Fepaneiec

AAAayn pedobdou kadoplouou TIUAG 0PPAVWVY PAPUAKWY VLA TH SLACPAALON TNG EMAPKELAG TOUG TNV EAAnvikn
ayopa

Avalntnon Evpwnaikwv rpoypauudtwy otipiéng yia Epsuvva kat AteukoAuvvon otn lNpooBaon (r.x. HORIZON
2020)

Appodiol popeic: EOO, EONYY, HAIKA, AYTe



3. Evioxuon tnc €peuvac Kat a&lomoinon Twv

QTOTEAECMATWY TNC otn Beparmela

E€aodaliong tng cuvexeLlag otnV €hAPLOYH HLOC OTTOTEAECUATLKAG
OTPATNYLKAC YL TNV OVTLUETWTILON TWV OTIAVIWV VOO UATWY Kol TV

KAAuPn TwV avaykwyv Twv acbevwy

ATOKTNON AUECWV OTOLXELWV YL TNV ATIOTEAECUATIKOTNTA TWV
opdavwv dapudakwy mou Ba odnynoeL os peiwon tng emBapuvong
NG GAPUAKEUTIKAG Samavng




[Tpotewvopeva HETPa

Entayuvon twy Stadikactwy eykpicewv KAwvikwv MeAetwv @aong llb kau lll, mou a@opouv o€ onavia
nadnon Kot EAPUAKO UE XAPAKTNPLOUO «0PPAVO»

AuoTtnpotnta otnVv EQapUOyn TWV ELSIKWV OPpWV Kol UTTOXPEWOEWYV T Adelac KukAowopiag rou Bapuvouv tov
KAK

ESviko nAaioto Kivitpwv yia tnv kukAopopia «Oppavwv Qapudkwv»

Apuodiol popeic: EOD, Yroupyeio Yyeiag, Yrioupyeio Epyaoiag,
Yrioupyeio Avamtuéng



2UUIEPAOUOTOL

H aueon kat Eykaipn npocBaon twv aocdevwv otn Jepancia pe oppAVA QAPLOAKD, CUVIOTH TPOTEPALOTNTA
otnv Evpwnn ano to 2000.

H Evpwnaikn MMoALTikn yla to oppava QapuUaKa, ival EVa EMITUXNUEVO EPYO
8 0® npiv tnv Evpwnaikn vouodeoia, onuepa 140
*  OETIKN OLKOVOULKA ENtintwon otnv Evpwr

YIidpxouV Kol TEPLOOOTEPES QLVAYKES
* Apketoi aoOeveic akoun xwpic epancia
* H emrayuvvon tn¢ npooBaon¢ otic Stadéoiues Fepaneisg

H 9éormion, evioxvon kat epapuoyn twv ESvikwv MAatoiwv Kivitpwv tnc KukAowopiac twv Oppavwv Qapuakwv
napauevel npotepatotnta yia ta Kpatn-MéeAn tng E.E.




[MpoTAOELC

Erapketa tng EAANVIKNG ayOopaG OE «0pQAVA (POPLOKO»

Ka®oAwknr, e0KoAn kot xwpic dtakpioeig npocfaon twv EAAQvwv acBevwv otig Ospaneieg pe opdava pappaka.

Avanrtuén evog kpartoug lMpovoiag kat lMpootaciag tng Anpuooiag Yyeiag, Ue tn @povtida Kot uépituva Twv
«evaiodntwyv ouadwv actsvwv», Onwc givatl ot aocIEVEIC TOU TACKOUV QATTO OTTAVIEC TAINOELC.

Xwpic emumAéov otkovoulkn emtBapuvon yia toug popeic Kowvwvikng Ao@aAiong Kot Kat’ EMEKTAON TOU KPATIKOU
npolnoAoyiouov aAda ue nepattépw oPEeAOC yia tous Popeic Kotvwvikng Aopaliong.

EvOappuvon tng Brotexvoloyikng ¢pappakofiopnxaviag yia Stabeon 6Awv twv opdavwv Goprakwy Kat otnv
EAAGSQ, emiBpaBevoviag TNV KaLVOTOULAL.

Avantuén nAatoiou KWVATPWV yLo TRV EAEUCH VEWV ETOLPELWV, KATOXWV TG AdsLlag KukAogopiag KOLVOTOp WY
opdavwv Gapurakwv, CURBAAAOVTOC OTNV AVATITUEN TNG OLKOVORLOG TG XWPOG KOG,

Evapuovion kot tou «EAAnvikou» meptBaAAovrog ue tig enmtrayes twv Evpwnaikwv Kavoviouwy yia ta
opEavVa PAPUAKA KL TNV UECN MTPOcBaon Twv acdevwy og autd.




EpwtnoELg




