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	European Commission position on points
of the European Economic and Social Committee (EESC) opinion considered as essential

	In its opinion, the Committee calls on the Commission in point 1.1. to ‘publish a communication containing a comprehensive European Action Plan (APRD) with SMART targets that can be achieved by 2030 to enable the diagnosis of rare disease (RD) patients within one year; introduce an effective horizontal coordination model for Commission bodies dealing with rare diseases and cross-border healthcare.’
The Commission notes that the current EU legal and policy framework for rare diseases, including the 2008 Commission Communication on rare diseases[footnoteRef:1], the 2009 Council Recommendation on an action in the field of rare diseases[footnoteRef:2] and the 2011 Cross-border healthcare Directive[footnoteRef:3], sets out the Commission’s actions and provides recommendations to the Member States. Currently, the work of the Commission focuses on targeted actions, including: [1:  	Communication from the Commission COM (2008) 679 final on Rare Diseases: Europe's challenges.]  [2:  	Council Recommendation 2009/C 151/02 of 8 June 2009 on an action in the field of rare diseases.]  [3:  	Directive 2011/24/EU of the European Parliament and of the Council of 9 March 2011 on the application of patients’ rights in cross-border healthcare.] 

· proposing relevant legislation, e.g. revision of the pharmaceutical legislation, critical medicines act, biotech act and review of the medical device Regulation. This work will improve access to safe and more effective medicines, to promote orphan medicines and medical devices for underserved rare diseases and target incentives and regulatory support to reward exceptional therapeutic advancement.
· implementing a new European Partnership on Rare Diseases (ERDERA), which kicked-off in Paris on 28 October 2024. Co-funded by Member States and the Commission for a planned total amount of over EUR 380 million, it brings together more than 180 partners from the public and private sectors. ERDERA builds on the previous European Joint Programme for rare Diseases (EJP RD), and it aims at continuing developing a robust and comprehensive data and expertise infrastructure and innovative clinical research services, with a focus on advanced therapies.
· Beyond the co-funded Partnership, many other research projects funded under the EU research and innovation framework programmes (Horizon 2020, Horizon Europe) support research on rare diseases. Examples include Solve-RD (to solve undiagnosed rare diseases), IDEA4RC (focussing on rare cancers), and many other EU-funded projects as well as public-private projects like Conect4Children (for paediatric clinical trials) and Screen4Care (on newborn screening etc.).
· promoting the use of data on rare diseases, through the European Health Data Space legislation, which, once into force and applicable, will provide a consistent, trustworthy, and efficient set-up for the use of health data for healthcare (primary use), research, innovation, policy-making and regulatory activities (secondary use of data), creating the potential for better cross-border access to health data from rare disease patients, and support advances in care and research.
· continuously developing and refining the European Platform on Rare Disease Registration (EU RD Platform), which aims to cope with the fragmentation of rare disease patients' data contained in hundreds of registries across Europe. The Platform makes rare diseases registries' data searchable and findable, thus increasing visibility for each registry, maximising the value of each registry's information, and enabling extended use and re-use of registries' data. It provides to European rare disease registries the ERDRI infrastructure composed of the European Directory of Registries (ERDRI.dor), the Central Metadata Repository (ERDRI.mdr), the search tool (ERDRI.sebro) and the pseudonymisation services (SPIDER), which enable encrypted data exchange and facilitate registries’ interoperability.
· reinforcing the work of the 24 European Reference Networks (ERNs), which represent a key element of the European Health Union in the area of rare diseases, with new direct grants worth EUR 77.4 million, amounting to around EUR 3.225 million per each ERN, covering their work until September 2027 on consultations, patients’ registries, training, clinical practice guidelines and communication on rare diseases.
· promoting the integration of the ERNs into national health systems and the development of national plans for rare diseases via the Joint Action JARDIN, with a funding of EUR 18.75 million, covering a period of three years 2024-2027 and involving all EU Member States, Norway, and Ukraine. The Joint Action will play a transformational role in providing pilot projects, exchanging of best practices and ensuring sustainability for the ERNs. It will also be pivotal in helping to shape Union policies and programmes, and support Member States in the elaboration of national strategies which also integrate the ERNs and improve the care, diagnosis and treatment of rare disease patients and families.
· implementing Europe’s Beating Cancer Plan, which also covers paediatric cancers, including rare cancers, thus complementing the actions implemented by the ERNs focusing on cancers.
The Commission may take further action in the years to come.
Also in point 1.1., the EESC opinion calls to ‘set up a Steering Group for the European APRD composed of experts from Member States, EURORDIS members and the EESC to ensure horizontal coordination and cooperation, monitoring and supervision of the APRD.’
The Commission currently works with stakeholders in the field of rare diseases. This includes the ERN Coordinators Group, the ERN Board of Member States as well as Member States in the co-funded European Partnership ERDERA. The latter also offers the opportunity to gather ‘national mirror groups’ to enhance work on rare diseases at national level. Moreover, within the European Reference Networks and many EU-funded research projects, patient organisations are included. In addition, the Joint Action JARDIN brings together all concerned stakeholders (Member States, ERNs, hospital administrations, researchers, health professionals, etc) and ERDERA as well as public-private research projects also bring in industry partners to support RD research. Finally, there is also the Expert Group on Public Health, composed of Member States’ authorities, which can also be consulted.
Similarly in point 1.1. ‘Encourage agreements with Member States on the content, updating, application and monitoring of national plans for rare diseases.’
In line with Article 168 of the Treaty on the Functioning of the European Union, a high level of human health protection shall be ensured in the definition and implementation of all Union policies and activities. In matters of rare diseases, Union actions should complement national policies and the Union should encourage cooperation across Member States in the field of public health. However, the definition of national health policy and the organisation and delivery of health services and medical care is a national competence. The Council Recommendation of 2009 on an action in the field of rare diseases, amongst other things, recommends that Member States establish and implement plans or strategies for rare diseases to aim to ensure that patients with rare diseases have access to high-quality care.
The Joint Action JARDIN on integration of the ERNs into national healthcare systems is an example of EU action to encourage cooperation in rare diseases, focusing on ERNs. The Joint Action will also seek to achieve the sustainability of its proposed actions and implementation by ERNs’ integration into updated national plans and strategies for rare diseases.
In addition, in the research field, research on rare diseases is since more than 20 years a priority, with successive so-called ‘ERA-Nets’ enhancing and coordinating funding on RD research, and two co-funded partnerships under Horizon 2020 and Horizon Europe, namely the European Joint Programme on Rare Diseases (EJP RD) and ERDERA which kicked off in the fall of 2024. ERDERA has a duration of 7 years and has 37 countries on board – thus going beyond the EU. It will support Member States in their efforts to enhance their national plans and strategies for rare diseases, thanks to ‘national mirror groups’ and international collaboration.
In point 1.8. of its opinion, the Committee proposes to ‘set up a group of experts from Member States that also includes representatives of civil society and the Committee, particularly patient organisations, healthcare providers, health insurance funds and industry (pharmaceutical products, medical devices, etc.).’
The Commission currently works with a broad group of stakeholders in the field of rare diseases. This includes the ERN Coordinators Group, and the ERN Network Board of Member States. Moreover, within the European Reference Networks, patient organisations are included. In addition, the Joint Action JARDIN brings together all these stakeholders, including patients’ organisations, while the ERDERA Partnership has in its Governing Board representatives nominated from the 37 countries engaged in ERDERA. Finally, there is also the Public Health Expert Group which can also be consulted.
[bookmark: _Hlk189245250]Coming back to point 1.1., the Committee calls to ‘guarantee financing and feasibility, ensure the planning of EU health programmes, Horizon Europe and other financial programmes and ensure significant budgetary resources for health in the Multiannual Financial Framework for 2028-2035. ‘
The Commission is currently carrying out preparatory work for the next Multiannual Financial Framework (MFF) and the content of the proposal should not be pre-empted. As stated in the Political Guidelines 2024-2029, the Commission intends to present its proposal for the next MFF in 2025.



