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Funding

Critics on independence and reliance

Stability

Professionalism

„Outsourcing” of patient organizations’ tasks

„Delivering” the tasks of the Healthcare system
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Health-technology assessment (HTA)

Research*

Collaboration with stakeholders

Participation in the scientific work

Advocacy

*https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7075437/
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Patient Board

Knowledge travels,
not the patients! 

Who we are? What we do?

CPMS V2.0, (Clinical Patient Management System) 
EXABO (EXpert Advisory BOard) 



Go East - how it started and where 
we are…
„… no single MS {Member State} in isolation will be able to 
provide access to the best possible healthcare in all areas of 
highly specialized health care for the residents of their country 
concerned by rare diseases” °

°Héon-Klin, V. European Reference networks for rare diseases: what is the conceptual framework?. Orphanet J Rare Dis 12, 137 (2017). https://doi.org/10.1186/s13023-017-0676-3

https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
https://doi.org/10.1186/s13023-017-0676-3
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Data from 2025

Credit to: Elisabeth Humbert-Dorfmüller

Level of rare disease 
knowledge and awareness 

among the current and 
future healthcare workforce 

is insufficient.

1. Webinar (online) content
2. Practical (on-site) stay
3. Exam to be introduced

(?)



HTA (Health-technology assessment)

HTAR (EU) 2021/2282 regulation

Terminates

Voluntary network of 
local authorities

EU funded – project-based -
cooperation (EUnetHTA)

Establishes

2025 oncology
+ATMP

2028 – +rare diseases

2030 – Full
implementation

Centralised EU-level assessment

Member states’ responsibility:
definition of the populations, comperators and results (PICO)  

Price/reimbursement decisions

Role of patients/patient advocates

Step-by-step coming into
force

https://eur-lex.europa.eu/legal-content/HU/TXT/?uri=CELEX:32021R2282
https://eur-lex.europa.eu/legal-content/HU/TXT/?uri=CELEX:32021R2282


Therapies in CEE region

Emerging therapies and new directions in 
the treatment
of pulmonary arterial hypertension Kopec
et al. DOI: 10.33963/v.phj.104053

The availability of oral 
treatment is wide, and all 

countries declare
access to subcutaneous or 

intravenous treprostinil;
however, epoprostenol and 

sotatercept are not available
in most countries.

https://doi.org/10.33963/v.phj.104053


Reimbursement of Winrevair (sotatercept)

Fully approved: Spain, 
Switzerland, Germany, 

Greece, Slovenia, Czech 
Republic and Croatia

As of 2025/12/12

Ongoing procedures in 
many countries

expanded indication to
IV based on the Phase 3 

ZENITH study
(2025/12/12)R
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Country-specific news*

*Based on publicly available sources, including SM channels. The report might not be 
representative.



Bulgaria
Late-Stage Diagnosis
Over 90% of PAH patients were diagnosed at 
WHO Functional Class III, indicating late-stage 
disease.

Monotherapy Dominance
Most patients relied on monotherapy, with only 
18.5% starting dual therapy and none on triple 
therapy.

Follow-Up Challenges
31% of patients were lost to follow-up, 
highlighting systemic gaps in continuity of care.

Advocacy and Future Actions
Calls for national PAH registry, improved 
screening, and patient engagement to enhance 
outcomes.



Czech Republic

Updated treatment guidelines for PAH

Cor et Vasa published an expert consensus (2025) from the Czech 

Society of Cardiology, revising therapeutic algorithms for PAH. The 

update emphasizes initial combination therapy for patients without 

additional cardiorespiratory issues, and monotherapy with 

comorbidities, while highlighting the need for earlier diagnosis and 

more effective treatments. [e-coretvasa.cz]

Socioeconomic burden study

Presented at the ERS Congress (2025), a cross-sectional study involving 

80 PAH patients and 19 caregivers assessed quality of life, work 

disability, and financial impacts. It found severely reduced work 

productivity (~30.5%), high disability pension rates, and significant 

caregiver burdens, comparable to those seen in advanced cancer care. 

[ispor.org], [publicatio...ersnet.org]

https://www.e-coretvasa.cz/en/artkey/cor-202502-0005_current-treatment-options-of-pulmonary-arterial-hypertension-in-the-czech-republic-its-limitations-and-perspe.php
https://www.e-coretvasa.cz/en/artkey/cor-202502-0005_current-treatment-options-of-pulmonary-arterial-hypertension-in-the-czech-republic-its-limitations-and-perspe.php
https://www.e-coretvasa.cz/en/artkey/cor-202502-0005_current-treatment-options-of-pulmonary-arterial-hypertension-in-the-czech-republic-its-limitations-and-perspe.php
https://www.ispor.org/heor-resources/presentations-database/presentation-cti/ispor-europe-2025/poster-session-5-2/socioeconomic-burden-of-pulmonary-arterial-hypertension-on-patients-and-caregivers-in-the-czech-republic
https://publications.ersnet.org/content/erj/66/suppl69/pa6169
https://publications.ersnet.org/content/erj/66/suppl69/pa6169
https://publications.ersnet.org/content/erj/66/suppl69/pa6169


Hungary



Poland
National reimbursement of sotatercept for PAH

In June 2025, Poland’s health technology agency (AOTMiT) approved 

sotatercept (Winrevair) for reimbursement in pulmonary arterial hypertension 

(PAH), adding it to the national treatment program. The decision was 

supported by trial data—most notably the ZENITH study—highlighting the 

drug’s robust efficacy in advanced-stage PAH (WHO Class III and IV). Input from 

patient groups influenced the decision, emphasizing sotatercept's potential to 

enhance quality of life for PAH patients. [marketacce...stoday.com]

Expert consensus on emerging therapies

A multidisciplinary article in the Polish Heart Journal reviewed recent advances 

in PAH treatment since the 2022 ESC/ERS guidelines. The study involved 

experts from Poland, Latvia, Lithuania, Slovakia, Romania, Croatia, Slovenia, and 

the Czech Republic, underscoring an evolving therapeutic landscape across the 

CEE. [ journals.v...amedica.pl]

Real-world patient data and COVID-19 impacts

A Polish registry-based study (June–September 2024) analyzed outcomes in 

PAH and CTEPH patients during COVID-19 (2020–2022). It examined infection 

rates, hospitalizations, mortality, vaccination response, and long-term 

prognosis. Findings are pending full publication. [mp.pl]

https://marketaccesstoday.com/poland-approves-sotatercept-for-pulmonary-hypertension-treatment/
https://marketaccesstoday.com/poland-approves-sotatercept-for-pulmonary-hypertension-treatment/
https://marketaccesstoday.com/poland-approves-sotatercept-for-pulmonary-hypertension-treatment/
https://journals.viamedica.pl/polish_heart_journal/article/view/104053/82882
https://journals.viamedica.pl/polish_heart_journal/article/view/104053/82882
https://journals.viamedica.pl/polish_heart_journal/article/view/104053/82882
https://www.mp.pl/paim/issue/article/16706/


Romania



Slovakia



Thank you for your attention!
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