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Ceské predsednictvi 2022

Co se doposud podarilo v priorité
vzachych onemocneéni?

Anna Arellanesova
Konference ¢lenti CAVO
22.11. 2022



Nase advokacie zacala jiz v roce 2019
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Proc: rg 4l MINISTERSTVO ZDRAVOTNICTVI

v . cev v , CESKE REPUBLIKY
VsSe se rozhoduje jiz dlouho pred samotnym
predsednictvim
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S kym? ¥ & EURORDIS

RARE DISEASES EUROPE

Spolecné s Eurordisem

Spolecné s nasimi odborniky na VO o
s % Ceska lékarska spolecnost
Spolecné s predsednickym triem °, & JanaEvangelisty Purkyné

Cil?
Pomoci zlepsit situaci v oblasti VO pro celou EU !!

Ceska
asoclace

pro vzacna
onemocnéni



Priority ve zdravotnictvi

* Onkologie ( Europe’s Beating
Cancer Plan ,BECA")

* Problematika vzacnych
onemocneéni a zlepseni
dostupnosti lékU na vzacna
onemocneni

e Ockovani

* Posileni globalni ulohy EU v
oblasti zdravi

e Ukrajina
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Presidency of the Council
European Union

Zlepseni dostupnosti a pristupu k orphaniim

* Revize Narizeni o léCivych pripravcich na vzacna onemocnéni z roku 2000
Proc?
» Nenaplnéné potreby vice nez 90% VO

» Rozdilnd dostupnost |éC€iv na ndrodni Urovni (,,princip subsidiarity”)
» Vyzkum&Vyvoj neni dostate¢né podporen

Nova farmaceuticka strategie — nova pravidla pro vstup IécCiv, pobidky...

European Health Data Space — zlepSeni preshranicni péce, sdileni dat....




Technicka schuzka v Brné
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Czech Presidency of the Council ‘ V’

of the European Union

Vcasna diagnostika pacientli se vzacnym onemocnénim v EU :

Klicova role novorozeneckého screeningu (NBS)

Screening

e Tree
2,
Y2 TN
AN

4' N

EARLY DIAGNOSIS OF PATIENTS WITH RARE DISORDERS IN THE EU:
CRUCIAL ROLE OF THE NEWBORN SCREENING

o
=8 Early diagnosis of patients with rare disorders in the EU:crucial role of the ne... L

e Watch later

br the auspices of the Presidency of the Czech Republic in the Council of
bublic, July 23, 2022.

e celebrations of 200th Anniversary of G. J. Mendel' s birth July 20-23,
z)

g Bg: Saturday July 23, 2022, 13:15- 18:00, Brno, Czech Republic

ing: Mendel Museum at the Augustinian Abbey, Brno

z/en)

-
v
no OrozeﬁeCkU SESSION|1  SESSIONII  PANEL DISCUSION ~ GENERAL DISCUSSION  SUMMARY  PROGRAMME

g2
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MORE VIDEOS
"-’r
p o) si23/

£2 YouTube 3

* Pod zastitou CZ PRES

* Probéhla 23. Cervence 2022 v Brné jako
soucasti 200. vyroci narozeni G.J. Mendla

* Web se zdznamem meetingu:

https://novorozeneckyscreening.vzacna-
onemocneni.cz/



Pocet screenovanych VO v programech

pro NBS v Evropé je rlzny
v Vo

Newborn Screening programmes

[ Between 1-5 conditions 9)
[ Between 610 conditions
B Between 11-15 conditions
B Between 16-20 conditions
Il Over 20 conditions

B Mo dato provided

Created with mapchart.net @

Hedley, V., Rodwell, C., and Simon, F. (2019) Rare 2030 Knowledge Base Summary on Rare



NBS v Ceskoslovensku/Ceské republice
— pohled v Case

congenital Cystic Fibrosis and 9 Nationwide screening
First screening efforts of hypothyroidism additional for 18 RDs + Pilot for
phenylketonuria (PKU) in 1958 (CH) added metabolic diseases SMA and SCID
- . 0

Regular nationwide Congenital adrenal Another addition of 5
screening hyperplasia conditions
programme of PKU added

Ceska
Qsociace
pro vzaend

Source: novorozeneckyscreening.cz onemocnent
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Expertni konference o vzacnych onemocnénich & %

Towards a New European Policy Framework: ‘?-;,“""3‘
,Building the Future Together”

EU2022CZ

..S hlavnim cilem: Evropsky akcéni plan pro vzacha onemocnéni
zalozeny na doporucenich vyhledoveé studie Rare2030.eu

Praha, 25.- 26. rijna 2022 v Kongresovém centru

e Session . — A new goal-based and coordinated strategy for rare diseases
e Session |l. — Early Diagnosis for rare diseases
e Session lll. — Revision of the Orphan Drug and Paediatric Drug Regulations

e Session IV. — Instruments for improving access to treatments for rare diseases

e Session V. — Holistic healthcare pathways: Integrating European Reference
Networks (ERNs) into European health care and social systems



The only patient arganization inCZ
supporting people with rare disease

Conch Republic  epidermolysis bullosa

Vystavy pacientu na konferenci
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Vyzva k akci (Call to Action) : 3
ﬁllniii‘

e Pfipravil Eurordis spole¢né s CAVO a nadimi EU2022CZ
odborniky

* Obsahuje 5 casti:

Euz0z2CI

, v/ v . , , v s Call to Action
1. Vyzva k pfiprave koordinovaneého Evropského akcniho S ‘
tom the Expert Conference on Rare Diseases

p I al n u p ro Vza, C n a, O n e m O C n é n II Towards a new European policy framework on rare diseases:

“Building the future together for rare diseases”

. V¢asna diagnostika vzacnych onemocnéni On 25 and 26 October 202, in rague
. Revize Narizeni pro orphany a pediatrické léky e o sy of e € conel xS o o e

, v , v s , ° Diseases in Prague on 25-26 October 2022 to explore how the European Union can take
.
m continued steps towards a coordinated strategy for rare diseases to better addresses
. N a St rOJ e p ro Z I e pse n I p rl St u p u k I e k u n a VO current unmet needs by setting meaningful goals for patients, families and for society at
large, integrated at the national and regional levels.

. Uceleny pristup k péci: Integrace ERNU do evropskych ore s, cing v e, e 3 g g of sl e

complex conditions. There are over 6000 rare diseases, and more than 70% have a genetic
’ . 7 ’ y o origin. Although individually characterised by low prevalence, the sheer number of rare
Zd ra Vot n I C h a S O C I a I n I C h Syste m u diseases results in a directly affected community of 20 million people across the EU. Rare
diseases are chronic, progressive, degenerative, disabling and frequently life threatening.

They are typically accompanied by a scarcity of knowledge and expertise.

o B WN

In 2021, an average of 5 years is still needed te obtain a diagnosis, and only 6% of rare
diseases can benefit from a specialized treatment. People living with a rare disease
experience a high psychosocial, emotional and financial burden and are often excluded
from society. The COVID-19 pandemic has exacerbated their vulnerabilities, with 84% of




Ceska
W, asociace
.3 z provzéend
> > onemocnéni
7 %, &
Co bude da e
eed®e00® ypppacs

Doposud vyjadFily podporu tyto zemé: Predstaveni zavéru na setkani ministrua
zdravotnictvi 9. prosince (EPSCO)

 Ceska republika

: ana?féifsko * \/ysledek bude predan EK

L paneto * Potfeba ziskat podporu co
 Chorvatsko nejvice statu

: Ecl:tr:;rlzko * Pak musi EK konat !!!

: 'Sﬁinvznsko Priprava Evropského akcniho

+ Slovinsko planu pro vzicna onemocnéni ©
e Recko

e Lucembursko
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