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Czech Presidency Expert Conference on Rare Diseases
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This report has bez=n pregared by ELRORDIS-Rare Disizases Europe to shine a light on what was

said at the Expert Conference on Rare Diseases. It is not an official report of the conference.

*

Ofganiged by the Czech Rgesidend® of the Council of the European Union ;"

‘k
PHagud/ 26<28 DcBober REURURDIS

ARE DISEASES EUROPE




Towards a New European Policy Framework: Building the future together for rare diseases GZE -

Towards a New European Policy
Framework: Building the future together
for rare diseases

RBdRd/s2RIPOIfBIaAJsR +

Wi 8551 ACH £t ek MmN By R5HG T B6[E»alt» glCat Vi ative¥ WhEY fdve BhEE @Gty hatEr bubwies ¢
BOGH T o porif ok £ICRE AN oL ah Y 6o &GiR7 /e HeE ol to-Fohept-cEmanag Nl doprbackdte ol »
gEASMEN EBY ors Hva-dlaan-pattiie>—e0e’

IMilary Macek, [Yational Zoordination Centre for Rare Diseases

UH Motol and Charles Cniversity, Czeciy Republic

RBR4/s2RI)P O/ )pifeRe) R

Qo DFEYTdERe - wdntY w3 SO prog Ui SRS Orifdr it $ 886 e 3 €3Nl re SIM M et/ trefbta At —£
FiTe (ReilEbi ot Mg E3M e’y NG Bbe oy —Y Coze’

IMr. Vlastir:vii Vidlek, Deputy Prirne Minister and Mirniister of Health of the Czech Republic

BIC/ I9Y 20 VIRIDE2/tRE&E RixpOfERCBhfdiEMiR2RCLBRUsIgBB /a]/ CHIB/tdP4AcEENACIN4CAr2] 28k HiRIRS /
Mowards a New European Policy Framework:| BaGSHEI&R/ d/ $pEdie</ cs]BBto PAhe? GRIropu@4d FR]C/
IBuiIding the future together for rare| Wo(BD)4Si6M201 a%E24BRBHXARIAEY ‘Bl 4CY 2328/
diseySo$ HEBMAYS/ D] YERUCCIBIHBECAN  JERIERS,/ #sé FARSRGAER / by / JpHeob/ D\4LERkK/
4fsiiB/eRERERIf 4th & CGRIedR<B) PrEERIDRE< / DRPULR HE]BR GliNE)GPe2Ike/ Ba&hh ReQudiRE%bIB)<./LG)$
D2Y &) A]/ KRR Bf 4te BT )i/ 18IN3EBBRIR2) BB Bl ¢) Rh&(2)2RVith P&/ [BBMdnBEUR2AbEYPRSEEY/ &RP/
EIRIEHRDESE $ONACHr 2461 S| BRir M2/ rfnQRER#RBER) XUplheR428Y "M RIGRUIN 1 (RESAJGH] /thé/ PGR/
SEATRRE 0 PAP42 8k $RR {ERBNB B UL P& TRh2R (BBl (R (R U, [Bsg Bl 'B8l)sy/ ¢RIBRG AL/ QQ&EDiR/

EU @) BP2ESHY Bty. RIHIRS/CA0aET) B Oégie et EHRZA].

RBuR4/s2R1 )P Qi it DAgS ARF R+

TE Mg £ he (026 0h-Fiea MY VOE all @ AL o dored TRV TmortlivEiflest QUE Travlibe A X sDr Ot FYGryilee¥! e
all FAGMMIErOS tatEds”

Jakub DvotiZel, Deputy Health Minister of the Czech Republic



https://www.mzcr.cz/towards-a-new-european-policy-framework-building-the-future-together-for-rare-diseases/
https://www.mzcr.cz/towards-a-new-european-policy-framework-building-the-future-together-for-rare-diseases/
https://www.mzcr.cz/towards-a-new-european-policy-framework-building-the-future-together-for-rare-diseases/

il 61V SXS 1 VSR ZXPS U] Y IGW S EX] 54 s, 20S LY € S S AL I L SHELHK] SN sS4 SSIVEXVaVE=] (=1 TEEE R

The Call

participants in the room, and other EU countries,

to Action received support from
including France who publicly endorsed the
document at the conference. It proposes action
across the cross-cutting themes of the
conference, from a coordinated goals-based
strategy, to early diagnosis, the revision of
upcoming EU

pharmaceutical legislation,

Improving access to treatment and holistic care.

The conference bgnefited from experts from

across the rare disease field, leading discussions
on improving access to diagnostic services,
using data tp its maximum potential, improving
access to treatments, and on how European
Referehce Networks can continue to develop

solutions for people living with a rare disease.

WAL

The feeling in the room was one of innovation
and direction. There was a sense that this was
the right time and the right place to take
continued steps towards a coordinated strategy
for rare diseases that better addresses current
unmet needs by setting meaningful goals for
patients, families and for

society at large,

integrated at the national and regional levels.
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Czech Presidency of the Counc
of the Europeadf Union

We hope the conference will leave a clear
footprint for decision makers across Europe on
the steps that need to be taken to address the
unmet needs of people living with a rare disease

for the decades to come.
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Towards Europe’s Action
Plan on Rare Diseases
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2072 rare diseases3

And abote all/ people liting with a rare dise@se and their families hate spoken/ eaplaining in their ®wn words why
th¢ EU needs an Action Plan on rare diseases through #3@millionreasons for Buropean action campaign3



https://op.europa.eu/webpub/eca/special-reports/cross-border-health-care-7-2019/en/
https://www.europarl.europa.eu/doceo/document/TA-9-2020-0205_EN.html
https://www.rare2030.eu/recommendations/
https://metab.ern-net.eu/achieving-equity-and-innovation-in-newborn-screening-and-in-familial-hypercholesterolemia-paediatric-screening-across-europe/
https://metab.ern-net.eu/achieving-equity-and-innovation-in-newborn-screening-and-in-familial-hypercholesterolemia-paediatric-screening-across-europe/
https://www.rarediseasesinternational.org/wp-content/uploads/2022/01/Final-UN-Text-UN-Resolution-on-Persons-Living-with-a-Rare-Disease-and-their-Families.pdf
https://www.rarediseasesinternational.org/wp-content/uploads/2022/01/Final-UN-Text-UN-Resolution-on-Persons-Living-with-a-Rare-Disease-and-their-Families.pdf
https://www.eurordis.org/publications/a-eurordis-report-from-the-high-level-ministerial-conference-on-rare-diseases/
https://www.eurordis.org/publications/a-eurordis-report-from-the-high-level-ministerial-conference-on-rare-diseases/
https://novorozeneckyscreening.vzacna-onemocneni.cz/
https://www.eurordis.org/expert-conference-on-rare-diseases/
https://reasons.eurordis.org/

1@YEA GO -TYEA | QDS I-HAWDS2 1= 4495 ¥ (@4 EN% 03 Tk F2S | Z-SH)B 2= 1) A2) (RS! o 4> =@ 424 841> 05

SESSYOR>L

A NEw @Ot BE oD dird @@ Adhaysd
54Ptepy o4 RO HERE

By are' W dsKing for a*'Plan™whén"there"are dlred€ly il thedé actions? Simply for one reason:
each of'these woridérful actiohs' has their own logic. It fieeds to be federated for the rarest of
disedses, With &n approach that is"cbmprebetisive)' integrated and goal-based. And that is the

blg innoVation: goal-based.”
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Y8 ré&cbgnise rare tistade$ require sigrificdnt éfforts'from policy makers, whether at the
hational 6F EU'level. A nev goal-$basé& apprfo&cH will facilitate coordinated action by Member
States &"infplemeht cBarigéé more effectively.”
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6FheXCall ® Action is really impgottant, &nd our CaBingt and ministers support it. We need a
strategy dtl EUropéar level and hot only at national levels.”
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GHale diSeases ard the' enghe of the Healthcare of the future.”
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Importantly, the session put the needs of people Examples of best practice to provide holistic,

living with a rare disease and their families at the person-centred care, such as Resource Centres,
centre of the discussion for the conference. It were presented to demonstrate how they can
reflected the pace of change in rare diseases - help address these needs. It showed how a
we have seen extensive progress but so many European approach can help address the needs
fundamental needs are left unmet. of tl¥e 30 million people living with a rare disease

in;Europe.

Photo ctellitAM@rek Splichal

GkbogordgeZ gfgtjeaiogohXsgt®m | eéé@ecomdire throjhgp gaioXas phedexiiNaggd mot X djg@dos gfIWUO_o
pgohooxse2qf b daX probéetsomy/Sedft bhep gmaiXooyeX Py i @piadesiMoys BiT.dUtb ok ¢ SoterolX]  obVo
vedlep! bpuE atidigribpgno R Zproa)|otweh Xbe@qlisdliZ paddtad tonaXbkediifcdrg \atbgtithol jTTo
oxgoteyied epg|roxaxiRibft slghldrogerdonX sfidimajise dopd/ oscgdXo HodpXoYdParakidaqQT o Xo
peldoinsong)iges tojcomp \giHe.d domXcaXitoth piarXg el Toguet ptitdkifa j[gfe[d[seayéql*o

foatterios XoZgXotppsgZbodtpar Bve o1 chrplgly pehXepatfe sxole tfacjogiics ifigZodsdtiEase W

s TSUVEI i €41el R V721 00=V Yoo+ %04 /e~ } f HEr-WISULS

Photo ctellitAM@rek Splichal

P | N T A ATy

L
A ' >, ,
¢ ] / A F-_ X
s - & s N R ey 20 g _
I - - & “ - v
e . N - 4
# d
N N —

| =




WA #-8)8#00 15/23 191 # 58 Y OHSE =+ & |- RP(@5>2/%G 5430 (£8 120216 01410( 18 V-8 1td:83 F1# )T}

SESIION I

BabhHD 43S FeB RAASD)4éxbes

Rhoto c¥edit: Spot'the karly Signs of Mucopolysaccharidosis
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"Tke Czech Presidencyy calls on the Commission and EU Member States:

- to support initiatives that aim &t promoting the best Newborn Screening

(MES) practice to ensure availability and aquity of access to well-structured

NBS programmes for all EU citizers and that may benefit from a coordinated

EUU-wide apsproach.

- to support such an approach to an expanded number of disease areas and

countries across Europe to better ciagnose currently “unsolvable” cases.”
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The striking variation in newborn screening across
Europe set out the need for a more harmonised
approach across Europe, as an investment in health
systems. The number of diseases screened differs
between two and 48, sampling practices are widely
inconsistent, with timings between sampling and
analysis between one day to 30 days, as well as the

differing costs of the intervention.
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Daria Julkowska, Sicientific Coordinator of thia2 European Joint Programme on Rare Diseases
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Cndfej Majek, Representative of the Nationai Screening Center

of the Institute of Health Information and Statistics, Czech Republic
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Holm Graessiner ERN-RMND), Centei for Rar: Diseases, Tlibingen, Germany
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Re&vision of the Orphan Drug and
Paediatrié Drug Regulations
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Virginie Hivert, tCRORE:IS-Rare Diseases Europe

“What dces the Czech

D Presidency Call o0 Action say?
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