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National-strategic-action-plan-for-rare-diseases

A goal-oriented approach:
The proposed Action Plan would set three ambitious goals and a number of sub-targets in tackling Greece’s challenges in rare diseases

G0OD HEALTH
AND WELL-BEING 1. Ensuring healthy lives and promoting well-being for all people living with

a rare disease, with sub-targets such as reducing diagnostic delays to six

' months

SDG 3 - GOOD HEALTH AND WELL-BEING: 3.2, 3.4, 3.8, 3.b

REDUGED
1 INEQUALITIES 2. Reducing inequalities for people living with a rare disease, with sub-

y 4 targets such as reducing psychological, social and economic vulnerability of
{ — ’ people living with a rare disease and their families by one-third
—

v 5DG 10 - REDUCED INEQUALITIES: 10.2, 10.3

9 WIELAL LY 3. Building resilient infrastructure, promoting inclusive and sustainable
ANDINFRASTRUCTURE [R. .. . . . : ,
industry and fostering innovation for people living with rare diseases, with
sub-targets such as ensuring the approval of approximately 1000 innovative
(symptomatic or transformative) treatments for people living with a rare

disease, irrespective of their status as orphan medicinal products

5DG 9 —INDUSTRY, INNOVATION AND INFRASTRUCTURE: 9.2, 9.5



NYAQNAZ 1: Eykaipn & Eykupn Atayvwon
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NYAQNAZ 2: Iootyun npocfacn & dppoviida Evtoc Tou

EOvikou Zuotnuoatocg YVELag

** Avalntnon ywa tov KaAutepo KataAAnAo tatpo peoa oto EXY.
s “TupuBiBaocpmoc” pe tov KaAutepo SLaBoo atpo Aoyw eAAeipewv ekmaidevonc

otic Zrtaviec Nadnoesig.

< 0 aoBevnc S16AO0KEL TV KATAOTAON TOU OTOV LATPO, KAl OXL To avtiotpodo.

** Evac daUAoc¢ KUKAOC HE TPoBANUATIKA TapokoAoUOnon Kat Oepareio akOpa Kot
HE TNV LIaPEnN TEKUNPLWHEVNC SLayvwong.

* AUENMUEVO KOOTOC EEETACEWV, OEPATIELWV KOl OLTTOKOLTAOTOLONC.

* Aanavec 6ev kaAUmttovtal | HOVO €V HEPEL, ano tou¢ AodpaAiotikouc Dopeic, pe
OIOTEAEOHA TEPAOTLA OLKOVOULKN & PuxoAoyikn emBapuvaon yla TLg
OLKOYEVELEC.



NYAQNAZ 2: Iootiun npocfacn & dpoviida Evtog Tou

EOvikou Zuotnuoatocg YVELaC

Anapoattnro:
< E€c1dikeupéva KEvtpa Zaviwv AcOEVELWV HE SLETMLOTNHOVIKEC OMADEC.

Y/

** MNpwtokoAAa napakoAoUOnonc.
< Mntpwa Noonpatwyv kat AcOsvwv.

7

< Anolnuiwon eéetaocwv & Oepaneiwv ano touc AcpaAiotikouc Dopeic.

Y/

** NMpooPBaon oc Kévrpa tou e€wtepikol pEow AopaAiotikwv DopEwv.



NYAQNAZ 3 : lootiun npocfacn otnv kaAutepn dppovrida
Kot n onuacia twv ERNs

*» Ewkovika diktua napoxwv vyetovopikng mepibaAdnc otnv Evpwnn

s AvTipeTwriion MOAUNTAOKWYV voowv N Zrtaviwyv Nadnocewv mou anoattolv
Oepameia UPNANRC e€ElOIKEVONC HE CUYKEVTPWON YVWOEWV KOl TTOPWV

< Znuepa oxedov 1.500 povadec ERN os 27 kpatn pEAN kat otn NopBnyia

** Ao apyec 2022 evraén tnc EAAadog pe 18 povadec

 Anpovpyia kowonpoaéiog (ERICA https://erica-rd.eu/) pe otoxo tn dnpovpyia
NAQTPOPLOLC TTOU EVOWHOTWVEL TIC EPEVUVNTIKECG KOl KALVOTOMEC LKOVOTNTEG OAWV
Twv ERN

< H EAAAada eviaooeTal WG vEa xwpad, e 18 Movadeg Yyeiag ota ERN,

(9 o1o Adiké, 4 o1o AlyivnTEio, 1 o1o ATTIKO, 4 0710 [Maidwyv “H Ay. 2o@ia’)



https://erica-rd.eu/

MYAQNAZ 3 : Awacuvoprakn nepi@aAyn - Cross-border
healthcare

Awkaiwpa rtoAttwyv tnc Eupwnng otnv nepibaAPn os onoladNMoTE Ywpeo TN
E.E. pe anolnpiwon Twv e€06wv amno tn xwpa MPoEAEVONG

CROSS-BORDER HEALTHCARE
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NYAQNAZ 4: lootiun & apeon npoofBacn o€ KOLVOTOUEC OEpaTELEC

Average time to market 15 years

: Clinical " Post-
Pricing and :
Drug discovery o Marketing mimh"ﬂ . marketing
Preclinical research & h authorization ISEIREN surveillance
testing Phase 1, 11, 1l National -level -
trials Phase IV trials

Regulatory Economic
challenges challenges




NYAQNAZ 4: lootiun & apeon npoofacn o€ KOUWVOTOUEC OEparneieg

[t To 95% twv Enaviwv Acdevelwy dev umtapyet deparnreia!

“Opdava” dappaka yio Zraviec ACOEVELECG

< ULKPOC apLlOpoOC KALVIKWVY LEAETWV §

*® LELWMEVO eVOLOPEPOV ATTO PAPUOKEUTLKEC

“R,

¢ VOULKO TAallolo tapoxn¢ Kwntpwyv (EMA)

< KaBuotepnuevn mpoofaon
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Clinical trial starts by year, 2012-2022
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Source: Citeline Trialtrove, IQVIA Institute, Jan 2023.



Comparison of trial duration to phase-change duration (years)
in key disease areas, 2013—-2022

TOTAL
NIIRATTOMN
Rare oncology 10.5 1.9 12.5
. aaa— 3.2 A TZ.3

98 21 119
Rare diseases 8.8 2.9 11.7
araiovascarar 5.1 6.3 T1.6
bl el 50 Bl 114
S s T i3
ONCology non-rare 8.7 g .1

| All diseases 6.3 4.7 10.9 |
Infectiousdiseaseexcludingvaccines il TN T | 4.0 6.9 10.9
Vaccines SN W . 4.0 6.9 10.9
Immunology I T B | 4.8 5.8 10.6
Metabolic/Endocrinclogy . TN T | 4.9 5.6 10.5
Dermatology L TR T | 6.4 3.3 9.7
Largerpharma NI DN N | 6.9 4.1 11.0
emergingbiopharma [N TN N | 5.6 5.3 10.8

0 2 4 6 8 10 12 14
Years

@ rhase Itrial duration @ Phase 1 trial duration @ Phase III trial duration D White space

Source: IQVIA Pipeline Inteligence, Dec 2022; Citeline Trialtrove, IQVIA Institute, Jan 2023



NYAQNAZ 4: lootiun & apeon npoofBacn o€ KOLVOTOUEC OEpaTELEC

Koawvotouec Oeparmnelec

Innovative therapies require

**» Spouv ota aitia Tng vooou
% life saving - pewwvouv Bvnolpdtnta & voonpdtnta innovative thinking on access!
» life changing - BeAtiwvouv rnototnta {wng

% SLaBEoLpEC KO PE TIPWLLLN TtpOoBaon

Eival anapaitnto:
y §$ * MpowbOnoN EPEVVNTLKWYV TIPOYPAUUATWY
C.§ (e l‘  avénon MPoypPAUUATWY MPWLUNG TiPocBaocng

< pelwon xpovou dladlkaolwy EyKpLonc, Kot

arol{nuiwong



European Medicines Agency’s (EMA) recommendations for the
authorisation of new medicines 2015-2021

. B Crphan drugs Non-orphan drugs
CAGR " |n 2021, orphan drugs accounted
2015-2021 for ~21% of all EMA drugs approvals
# of novel drug approvals -w
100 - g3 92 97 92 0.2% " The total number of novel drugs
an approved by the EMA from 2015 to
. 81 &4 2021 has been quite stable, with
a0 - CAGR of -0.2%
70 66 * Orphan drugs approvals increased
&0 - 75 slightly, with a CAGR of +0.9%
oo 73 73 63 73 -0.4% between 2015 and 2021,
65 accounting, on average, for ~20% of
0 5g all EMA approved drugs, over the
30 period
20 ~ " However, the year 2019 was marked
10 - 18 71 27 +0.9% by a low number of new orphan
5 - drugs approved by the EMA
' ' ' ' ' ' ' compared with the other years of
2015 2016 2017 2018 2015 2020 2021
Average the 2015-2021 period
% orphan drugs 19% 20% 21% 25% 11% 3% 21% 20%

Sources: “Human medicines highlights”, EMA (2015-2021)



European Medicines Agency’s (EMA) recommendations for the
authorisation of new medicines in 2022

blgg a1 ®3  [El16

Positive New active Negative Withdrawn
opinions substances opinions applications

Advanced ; ;

therapy 5 Conditional Approvals under
“medicinal [ Orphan Accelerated ~ marketing _exceptional |
PRIME ' products medicines® | assessments  authorisations circumstances  Biosimilars
8 6 21 5 9 B 8

Sources: “Human medicines highlights”, EMA (2022)



Main therapeutics areas covered by orphan drugs (2015-2021)

Distribution of 2015-2021 EMA
orphan drugs approvals by therapeutic area
Others?

13%

Pneumology

[ Oncology

Endocrinology 9%

Metabalism

Hematology

Meuroclogy

Sources: “Human medicines highlights”, EMA (2015-2021)

Oncology: most of orphan drugs approvals concern treatments for
leukemia (e.g.; ALL®, AML3, CLL®), multiple myeloma and
gastroenteropancreatic neurcendocrine tumors (GEP-NETS)

Hematology: orphan drugs approvals concern diverse pathologies such as
sickle cell disease or BPDCN=

MNeurology: mostly concern treatments for spinal muscular atrophy, for
seizures and for neuro-ophthalmology disorders

Metabolism: treatments for diverse pathologies such as neonatal
diabetes, Wilson's disease or genetic diseases (e_g.; familial
chylomicronemia syndrome)

Endocrinology: treatments for various diseases such as X-linked
hypophosphatasemia, acute hepatic porphyria, Cushing's syndrome,
mucopolysaccharidosis type VI

Pneumology: mostly concern treatments for cystic fibrosis, hereditary
angioedema and pulmonary infections with non-tuberculous mycobacteria



Orphan rate of availability (%, 2017-2020)
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Orphan time to availability (2017-2020)
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NYAQNAZ 5: MpowOnon tng Epsguvac & twv KAwvikwv MeAsTwv
yla T Zrnaviec AcBEVELEC

06

MpowBnon tng Stevépyetag KAvikwv MeAetwy
otnv EAAada otig Imavieg Mabnoeig

01

MpowBnoNn EPELVNTIKWY TIPOY P UUUATWY LE
oKOTIO TNV avalitnon Twv BEATLOTWY
SLOyVWOTIKWV LEBOS WV Kal BgpaTMEVTIKWY
OXNUATWV.

05.

A0OENoN TNG XPNUATOS0TNONG TNGEPELVAG, HE
KOBOPLOUO GUYKEKPLUEVOU EPEUVNTIKOU
npolmoAoylopoU yia Inaviec MNabnoelg.

02.

AvalTnon KavoTOpWY SLayVWoTIKWY LeEBOSWV Kalt
BEPATEVUTIKWV OXNUATWVY YLOL TNV AVTLUETWITLON TWV
aoBevwy e Inavieg Nabroelc.

04.

Evioxuon tng epeuvnTikAG SpacTnPLOTNTAC LECW
ouvepyaotag pe tn Mevikn Mpappoateio Epguvag
koL Texvohoylag (Bepameutiki Epeuva, Epeuva
yla tnv KAWIKN xprion BloSetktwv)

03.

JUVTOVIOMOC TNGEPEVVAC OE EUPWTAIKO Katl
SleBvéc eminedo pe cuppeToxn os diktua
KALVLIKWV LEAETWV YLla loBEeVELC Ue TIAVLEG
MaBbnoeLc.

loOTIUN Karavoun Tou KOOTOUC KAl TwWV WPEAEIWV TNE EPEUVAC OTA UEAN TNE KOIVWVIAC



Mati 6Aa autd eivoll ocnuavtika ya to Zuotnua Yyeiagc;

Rare Diseases in a Nutshell

# of Rare Diseases # of Patients Affected

468 237K =IQVIA

Top 10 Rare Diseases (based on # of patients)

Melanoma, familial
Autism, genetic types
Tetralogy of Fallot

Romano-Ward syndrome

350.! .

https://www.nature.com/articles/s41431-019-0508-0


https://app.powerbi.com/groups/me/reports/6efcfdde-71dc-450c-9bb8-ee81ea1c8ba2/?pbi_source=PowerPoint

Mati elvoll onpavtika yua to Zuotnpa Yyeiog;

LEADING COST COMPONENTS

Ol MEMONQMENEE Transportation Cost

IATPIKEZ AAMANEZ
A TA ATOMA

How did

where do
An econo A
on EU orp The Rare Diseae

Family


https://ncats.nih.gov/news/releases/2021/nih-study-suggests-people-with-rare-diseases-face-significantly-higher-health-care-costs

TeAka, TL pEneL va eéaodalilel Eva EOVIKO IXESLO yLa TIC ZTTAVLEC
Nabnosic otnv EAAada, wote oL acBeveic va avripetwnilovral UE
oplovtia dikaoouvn;
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The assumption is that Everyone gets the All 3 can see the game
everyone benefits from support they need, without supports or

the same supports.This which produces equity. accommodations because

is considered to be equal the cause(s) of the

treatment. inequity was addressed.
The systemic barrier has

been removed.
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