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«ZTAVLIOL» AOOEVELC» - OPLOMOL AVA TOV KOGUO
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Mnyég: https://rarediseases.org/understanding-rare-disease/rare-disease-facts-and-statistics/
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Ow Zntavieg NaBnoeLg o apltOpoug

e To omavia voohpoata eival Xpovia, EKGUALOTLKA, CUXVA ATIELANTLKA Yo TN {wn),
EVW KATIOLEC POPEC eTILPEPOLV XpOVvLa avarmnpla, EMNPEEAIOVTOC ONUOVTIKA TNV
rnototnTa {wn¢ Twv acBevwy, TWV OLKOYEVELWV Kol TwV GPOVILOTWY TOUC.

* JAUEPA £XOUV QVAYVWPLOTEL TtepLoocoTePEC amo 7,000 omavieg mabroelg ek
TwV omolwv ~70% npooBaiiouv matdia.

* To 80% Twv omAvVIwV acBevelwv €Xouv YEVETLKN Baon.
e Xtnv Eupwrnn {ouv ~36 ek. omtaviol acBeveic.

e Jtnv EAAGSQ, 0 aplBuoc twv acbevwv dtapopdpwvetal petal
350.000-600.000 (*ektipwpevo peyeboc 500.000 aoBeveic)

Mnyég: hitps://rarediseases.org/understanding-rare-disease/rare-disease-facts-and-statistics/
https://health.ec.europa.eu/european-reference-networks/rare-diseases en



https://rarediseases.org/understanding-rare-disease/rare-disease-facts-and-statistics/
https://health.ec.europa.eu/european-reference-networks/rare-diseases_en
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About Orphan Drugs

"Orphan drugs" are medicinal products intended for diagnosis, prevention or treatment of life-threatening or
debilitating rare diseases. They are "orphans” because the pharmaceutical industry has little interest under
normal market conditions in developing and marketing drugs intended for only a small number of patients
suffering from very rare conditions.

Mnyn: https://www.eurordis.org/information-support/list-of-the-marketing-authorisations/orphan-medicines-regulation/



https://www.eurordis.org/information-support/list-of-the-marketing-authorisations/orphan-medicines-regulation/

Opdava Pappaka

«Opdavo» yxapaktnpiletal Eva ¢pAappako mTov npoopiletal yia tnv
OLVTLULETWTILON MLOLG OTTAVLOLG VOOOU.

e H £épeuva yla ta opdava dappaka cuxva €V TUYXAVEL TOU
arnottovpevou evéladépovtog amo tn Oapupoakoflopunyavia, Sedopevwy
Twv vPnAwv damavwyv og E& A, rtou, cuviBwg

Sev avtiotaBuiletal amnod tnv kepdodopia Twv MWARCEWV.

* [TpOKELUEVOU VA KATOOTEL TO TIEPLBAAAOV TILO EAKUCTLKO,
oTLc HMA Kol og AAAEC XwWpPEC Exouv BeoToTel

ELOLKEC VOUOBOETIKEC puBULoELg, TTou TtapEXxouv doposAadpUVOELC
KL dAAa KivnTpa yia Tic poppakoBLopnxavieg mouv enevélouy
oTNV €peuva KL avamtuén twv oppavwv Gapuakwy.



To EupWNMAIKO KOWVWVLKO-TTOALTIKO TIAQLOLO

«H kotvwvia bev uropel va armodexTel, OTL OPLOUEVOL ATTO TOUC MOAITEC TG OTEPOUVTAL TA
OWEAN TNG LATPOTEXVOAOYLIKNG TTpoodou, amAa emeldn o0 aplduo¢ twv avipwnwy mou
TTAOXOUV Eival ULKPOG.

Q¢ €k TOUTOU, EVATTIOKELTOL OTIC OSNUOOLEC APXEC VO TAPACXOUV TIC AVAYKAIEC pUBLIOELC Kot
T KivnTpa KOl vo TIPOCAPUOOOUV TIC OLOIKNTIKEC TOoUuC Oladlkaoleg, £TOlL, WOTE Vo
KQTOOTNOOUV 000 TO OUVATOV TLO EUKOAN TNV mAPOXN QOPUAKEUTIKWY TTPOIOVTWV OE
aUTOUC ToUC aioFeveicg, mpoiovta mou Ja givat e€loou ao@aAn Ko ATOTEAECUATIKO UE KADE
aAAO PapUaKEUTLKO rtpoiov kot Sa mAnpouyv ta idta npotuna rototntac.”

Source: EU Charter of Fundamental Rights



To Evpwnaiko Oecpiko nAaiolo yia ta opdpava pappaka

O aplBUOC TWV XWPWV, TIoU
uLoBE€tnoav/ aventTuéay TTOALTLKEC YL
T opdpava pappoka avéndnka
ONUAVTLKA, O€ TIAYKOOMLO KALpaKa, oTto
10 2013 KoL peta.

OL TOALTLKEC TTOU Yapaktnpilouv TNV
dapUaKEVTLKN VopoBeoia katl tTnv
npoofBaon Twv acBevwyv ota opdpava
dappaKa elval ETEPOYEVELC 0 OO TOV
KOOMO Kal otnv Evpwrn.

Mnyn: https://ojrd.biomedcentral.com/articles/10.1186/s13023-023-02774-7



https://ojrd.biomedcentral.com/articles/10.1186/s13023-023-02774-7

Count of FDA drug designations and total approvals (1983 -2019)

W Designations ™ Approvals

Count of FDA orphan drug designations and total approvals by year, 1983—-2019

[Mnyn: https://ojrd.biomedcentral.com/articles/10.1186/s13023-021-01901-6

5099 pappaka Kat BloAoyka
g\oBav To Yo paKTNPLOMO TOU
«opdavou», Katd tnv epiodo
1983 - 2019.

Ta dappaka Tou
xopaktnplotnkav «oppavar
uTtepSUTAaoLAoTNKOV HETOED
¢ Sekaetiog 1980 — 1990.

(oxebov) duthacldotnkayv
netaf 1990 — 2000

(oxebov)tputhaoldotnkayv
netafy 2000 -2010.




FDA: Orphan drug approvals (2001 -2021)

Time Period % Orphan drug approvals

2001 - 2005

2016- 2020

2021

[nyn : https://www.bmj.com/content/380/bmj-2022-071710.abstract



MpokAnoeic: AéloAoynon Texvoloylwv Yyelog. Tt LOXUEL YLAL TLG OTIAVLEG

nodnoeLc?

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 pahent numbers for common and rare assessment chal |enging
Often lack Frequentabsence of  Difficulties in
diagnostic tests large scale data-sets  conducting double-
and have sfmaller to demonstrate blind studies due to
numbers o treatment value* size?

Diabetes = Short Bowel Syndrome =43 patients to

4,000 participate in

tnals®4

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

1. https:/iwww.ncbi.nim.nih_gow/pme/articles/PMC5047004/
2. Jegpesen PD_Gastroenterology, 2012 Dec;143(6):1473-1481.e3. doi: 10.1053/] gastro.2012.09.007. Epub 2012 Sep 11
ot 3l (2013) Ex ental desi { gmised clinical trigls: an algonthm for choice f'lmhar]. | Rare Dis 8.48
enges 3and Oopporunites ) Child Ney 13 September: 28(0): 1142-1150
. ISPOR 8-8 Challenges in Assessing Appraising Rare Disease Diagnostics Treatments - DRAFT for REV IE




Opdava Qappaka - EAAada

82 opdava pappaka arnolnuiwvovtal oo tov EOMYY

74 opdoava papuaka dStavepoviol peow IOET (pEocw NG
Sladikaolog EKTAKTNG ELOOYWYNC)



H damnavn twv opdavwv poppakwv (2022 -2023)

Aatrdavn 2020 2021 2022 2023
EONYY

MnyA: EONYY, 2024
(Ae ouputrepiAauBavovrar Bsparreiec CAR - T cells & oppava voooKouEIQKG Qapuaka



H damnavn twv opdavwv poppakwv peow tou IPET (2020 -2023)

AANANH OAPMAKQN IDET (agiec oc €)

MnyA: IGET, 2024




H npoofaon twv aacOevwv pe onavieg acBEvelec Oa mpEMEL va lvat
e€aoPAALGUEVD, YLOTL...

» O aplOpog Twv UTIO aywyn 0.oBEVWY LE OTIAVLO VOO LOTA ELVOLL OXETIKA 0TaBgPOC Kal TtpoPAEPLUOC

» Mpotepatotnta N vloBeTnon evog EBvikoL Zxedlou ApAonc yLa TNV OALOTLKH SLaXELPLON TWV OTIAVLWV
nadnoswv.

» H amoteAeopatiky OgpamevuTIKA TPOOEYYLON TWV ACOEVWY UE OTTAVLA VOoTpata duvatal va
£E0LKOVOUNOEL TTOPOUC YL TO CUCTNMOA UYELDC.

» Ymapxouv amoteAecpaTIKOL TpomoL e€looppomnong tNS PoPUAKEUTIKAS Sdamavng yia opdova GApHOKa,
NV edboppoyn Twv KATAAANAwyY epyadeiwv (cupdwviec oykou — aéiac, MEAs k.a)



