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COLLABORATE

Working together for adult rare diseases

INITIATIVE 1;
Elevating the rights of patients with
adult-onset rare diseases




INITIATIVE 1: Background context

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases

@ RATIONALE:
* Around 30% of people with rare diseases do not develop symptoms until adulthood.
* Yet, their voices are often missing from the conversation about rare diseases.
@ * The first-of-its-kind multistakeholder COLLABORATE initiative aimed to understand the challenges faced by people
with adult-onset rare diseases and identify opportunities for change.

CHALLENGES & OPPORTUNITIES:

e 24 May 2025, the Resolution on Rare Diseases has officially been adopted at the 78th World Health Assembly
(WHA78). This is a milestone moment for the global rare disease community. The adoption of this Resolution by
WHO Member States marks a powerful step forward in ensuring equity, visibility, and inclusion for the 300 million
people living with a rare disease around the world. What attention is reserved for the condition of patients with
adult-onset rare diseases?

* Yesterday (12 Nov 2025), European Parliament Plenary debated on the new 2028-2034 MFF:
architecture & governance. MEPs and Commission and Council representatives are discussing the
architecture and governance of the EU’s 2028-2034 long-term budget (multiannual financial
° ° framework - MFF). What about health-related issues? What about for people living with rare @Pﬁzer
GO diseases (between 27 and 36 million EU people live with a rare disease)
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INITIATIVE 1: What is the idea?

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases

OVERVIEW: An institutional initiative to secure cross-party political champions in the European Parliament to push
age-equitable access to diagnosis (including genetic testing), transition of care, and treatment in EU and national
policies

OBJECTIVES:
@ 1. To leverage at the EU level perspectives/requests/recommendations of the COLLABORATE constituency in the
framework of the EU4HEALTH 2021-2027 priority

2. To officially present for the first time to the EU Institutions the COLLABORATE expert consensus
paper “Challenges & Opportunities in Adult-Onset Rare Diseases: Perspectives from a Global Multi-Stakeholder
Expert Group”. Read more

3. To promote/open a dialogue with EU Institutions focused on the implementation of policy solutions that

support:

* The needs of older adults with rare diseases must be recognized in national rare disease frameworks and
policies globally, receiving equal consideration and attention to childhood
rare diseases

.G.O. * Advocating for integrated, coordinated care essential for all people with a rare disease across @Pﬁzer
the life course
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INITIATIVE 1: From the idea to the implementation — Structure

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases
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* Policy dialogue in a multi stakeholder format gt |
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* Event of 1 % / 2 hours with a journalist as a
moderator

* Representatives of COLLABORATE in the
panel together with independent experts &
representative of the EU Institutions

* Q & A session & editorial team (to capture
the main suggestions)

* Speaking  language: English  without
translation

* Link to join remotely connected (tbc)

'@' - Supported by (tbc) &uropean Patients’ Rights & Cross-Border Healthcare @Pﬁzer

Member of the European Pariament Interest Group


https://www.interestgroup.activecitizenship.net/

INITIATIVE 1: From the idea to the implementation — Dissemination

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases LEAD: Mariano Votta

Dissemination activity:

Media partnership
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e Articles in specialized media
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* Publication of the Policy
Recommendations in a peer-reviewed
international journal

* video-interviews to the speakers

e« Communication materials (save the date
/ roll-up, press release / programme,
etc.)

/Al_tiéro Spinellt

e Social media activity
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GO * Photo Gallery




INITIATIVE 1: From the idea to the implementation — Exploitation

. Initiative 1: Elevating the rights of adults with adult-onset rare diseases

Exploitation activity:

Same format (official dialogue with the policy-
makers, Institutional venue, multi stakeholder
initiative, etc.) & template communication

Encourage «Flagship initiatives» not only at the
EU level but across the world, tailored with the
specific context

Sharing the same documents and key messages
to different constituencies, stakeholder and
policy-makers

Amplify the committment guaranteeing the
visibility of the logos of all the COLLABORATE

members

From “pilot” to “standardized” initiative

Figure 1. The 32 countries represented by the COLLABORATE Community




INITIATIVE 1: Where are we now?

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases

COLLABORATE WORKING GROUP ACHIEVMENTS:

e Agreement on joint statement and drafted an official letter to the European Institutions
e Hypothesis of title: “Addressing the unmet needs of Adult-Onset Rare Diseases Patients in Europe”

e Discussion on the key policy asks: (1) Access to genetic testing, (2) Equal treatment access, (3) Recognition in
EU/national plans

To be sent to the following high level EU key-target:

DRAFT

e The cabinet of Olivér Varhelyi, Commissioner Health and
Animal Welfare (2024-2029).

Letter to the European Union on Adult-
Onset Rare Diseases (AO RD)

0 the attention of the European Commission, the European Parliament, and all
relevant EU institations

* The cabinet of the President of the EU Parliament Roberta
Metsola + all the MEPs of SANT, the new permanent
Committee on Public Health at the EU Parliament, established
on Dec. 18, 2024 and officially took effect on January 1, 2025.

g of healthcare professi ive communicatio
ten resulting in patients being excluded from shared

ublic policies that address the unique needs of adults

* The presidency of the Council of the EU (Denmark: July-
December 2025 + Cyprus: January-June 2026).

.GO. @Pﬁzer
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INITIATIVE 1: Pending issues / practicalities to be done

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases
OVERALL ORGANIZATION AND MANAGEMENT OF THE EVENT R —
............
e Liaison with EU Institutions
e Selection of the hosting MEP : RRRRRRRR
e Agreement with moderator/videomaker, etc. : Q

e Template communication & production of documents to be shared

e Invitation/registration for attending the event

ENSURING THE EQUAL CONSIDERATION 2024
OF AND ATTENTION TO OLDER ADULTS

Py WITH RARE DISEASES IN POLICIES WORLDWIDE

GO S firer

e Defining the final agenda

e Briefing with panelist

» >
e Stakeholder engagement & outreach Gi) (@) e

k gy
. Etc 0O
CHALLENGES & OPPORTUNITIES
IN ADULT-ONSET RARE DISEASES:
e . PERSPECTIVES FROM
GO A GLOBAL MULTI-STAKEHOLDER -
EXPERT GROUP < @rfer


https://www.activecitizenship.net/multimedia/files/insight/Ensuring_the_equal_consideration_of_and_attention_to_older_adults_with_rare_diseases_in_policies_worldwide.pdf
https://www.activecitizenship.net/multimedia/files/insight/Ensuring_integrated_coordinated_care_for_all_people_living_with_a_rare_disease_across_their_entire_life_course.pdf
https://www.activecitizenship.net/multimedia/files/media/events/2024-10-17-COLLABORATE_expert_consensus_paper.pdf

INITIATIVE 1: Hypothesis of Hosting MEP & EU political champions

. Initiative 1: Elevating the rights of patients with adult-onset rare diseases

of

_ Sirpa PIETIKAINEN Hilde VAUTIMARS
Vytenis Povilas Tomislav SOKOL Elena NEVADO DEL Finland Belgium
ANDRIUKAITIS Croatia CAMPO - Spain
Lithuania

Estelle CEULEMANS Ignhazio Roberto MARINO

Belgium Michalis HADJIPANTELA Stine BOSSE Raffaele TOPO ital
CVDrus Denmark ltaly Saly

.G.O. @Pﬁzer


https://www.europarl.europa.eu/meps/en/257039/ELENA_NEVADO+DEL+CAMPO/home
https://www.europarl.europa.eu/meps/en/257039/ELENA_NEVADO+DEL+CAMPO/home
https://www.europarl.europa.eu/meps/en/257039/ELENA_NEVADO+DEL+CAMPO/home
https://www.europarl.europa.eu/meps/en/257039/ELENA_NEVADO+DEL+CAMPO/home
https://www.europarl.europa.eu/meps/en/40599/SIRPA_PIETIKAINEN/home
https://www.europarl.europa.eu/meps/en/40599/SIRPA_PIETIKAINEN/home
https://www.europarl.europa.eu/meps/en/40599/SIRPA_PIETIKAINEN/home
https://www.europarl.europa.eu/meps/en/119652/VYTENIS+POVILAS_ANDRIUKAITIS/home
https://www.europarl.europa.eu/meps/en/119652/VYTENIS+POVILAS_ANDRIUKAITIS/home
https://www.europarl.europa.eu/meps/en/119652/VYTENIS+POVILAS_ANDRIUKAITIS/home
https://www.europarl.europa.eu/meps/en/197417/TOMISLAV_SOKOL/home
https://www.europarl.europa.eu/meps/en/197417/TOMISLAV_SOKOL/home
https://www.europarl.europa.eu/meps/en/130100/HILDE_VAUTMANS/home
https://www.europarl.europa.eu/meps/en/130100/HILDE_VAUTMANS/home
https://www.europarl.europa.eu/meps/en/256880/ESTELLE_CEULEMANS/home
https://www.europarl.europa.eu/meps/en/256880/ESTELLE_CEULEMANS/home
https://www.europarl.europa.eu/meps/en/256985/MICHALIS_HADJIPANTELA/home
https://www.europarl.europa.eu/meps/en/256985/MICHALIS_HADJIPANTELA/home
https://www.europarl.europa.eu/meps/en/257020/STINE_BOSSE/home
https://www.europarl.europa.eu/meps/en/257020/STINE_BOSSE/home
https://www.europarl.europa.eu/meps/en/257148/RAFFAELE_TOPO/home
https://www.europarl.europa.eu/meps/en/257148/RAFFAELE_TOPO/home
https://www.europarl.europa.eu/meps/en/257132/IGNAZIO+ROBERTO_MARINO/home
https://www.europarl.europa.eu/meps/en/257132/IGNAZIO+ROBERTO_MARINO/home

	Diapositiva 1: INITIATIVE 1:  Elevating the rights of patients with  adult-onset rare diseases
	Diapositiva 2: INITIATIVE 1: Background context
	Diapositiva 3: INITIATIVE 1: What is the idea?
	Diapositiva 4: INITIATIVE 1: From the idea to the implementation – Structure  
	Diapositiva 5: INITIATIVE 1: From the idea to the implementation – Dissemination  
	Diapositiva 6: INITIATIVE 1: From the idea to the implementation – Exploitation 
	Diapositiva 7: INITIATIVE 1: Where are we now?
	Diapositiva 8: INITIATIVE 1: Pending issues / practicalities to be done  
	Diapositiva 9: INITIATIVE 1: Hypothesis of Hosting MEP & EU political champions   

