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12:00 – Welcome Address

● Martine Pergent, President, IPOPI

12:10 – Critical Medicines Act: The EU’s Strategic Approach

● MEP Tomislav Sokol (EPP, Croatia)
● MEP Peter Agius (EPP, Malta)
● MEP Ondřej Dostál (NI, Czechia)

12:20 – Panel Discussion: Putting Patients with PIDs at the Heart of the CMA

Gene therapies
● Prof Fabio Candotti, President, ESID
● Daniela Ene, Patient
● Martine Pergent, President, IPOPI

Immunoglobulin replacement therapies:
● Rafał Ramotowski, Associate Director, PPTA
● Otilia Stanga, President, ARPID
● Dr Leni von Bonsdorff, Executive Director, IPFA

13:00 – Questions & Answers

13:15 – Key Takeaways & Policy Recommendations

13:20 – Closing Statements

EVENT PROGRAMME

PID FORUM

Martine Pergent 
President, IPOPI

MEP Ondřej Dostál
(NI, Czechia)

MEP Tomislav Sokol 
(EPP, Croatia)

MEP Peter Agius 
(EPP, Malta)

Prof Fabio Candotti 
President, ESID

Daniela Ene 
Patient

Otilia Stanga 
President, ARPID

Rafał Ramotowski
Associate Director, PPTA

Dr Leni von Bonsdorff 
Executive Director, IPFA



HOUSE RULES

PID FORUM

MUTE YOURSELF CAMERA OFF RAISE YOUR HAND



Martine Pergent

President, IPOPI

IPOPI PID Forum

Securing access for PID patients through the Critical Medicines Act 

12 November 2025

Securing access for PID patients through the 
Critical Medicines Act 



Introduction to IPOPI

• a non-profit international 
organisation

• the leading advocate for 
primary immunodeficiency 
(PID) patients worldwide 

• working in collaboration
with patients, doctors, 
politicians, regulators, 
pharmaceutical industry and 
other relevant stakeholders.

What is IPOPI? Our mission

To improve awareness, access to early 
diagnosis and optimal treatments for 
primary immunodeficiency patients 
worldwide through global collaboration.



Primary Immunodeficiencies (PIDs) & Associated 
conditions 

• 555+ different genetic rare and chronic 
diseases where the immune system does 
not function properly or at all (1)

• Affect children and adults

• Clinical presentations are variable

• PIDs are no longer defined by tendency for 
infections alone

PID patients with non-infectious complications 
are increasingly recognised
with features of immune dysregulation

• Life-impairing and life-threatening 
lifelong conditions

• With associated conditions

Autoimmunity / 

inflammation

AllergyGranuloma

other

Cancers

Infections

(1) Human inborn errors of immunity:2024 update on the classification from the International Union of Immunological

Societies Expert Committee. Journal of Human Immunity. April 2025. DOI:10.70962/jhi.20250003

Also called Inborn Errors of Immunity (IEI)

Secondary 

immunodeficiencies

One of the fastest evolving fields!

http://dx.doi.org/10.70962/jhi.20250003


What are the treatment options for 
patients with PIDs? 
• Anti-infectious therapies – on-demand & prophylactic

• Vaccines 

• Immunoglobulin replacement therapies 

• Biological and targeted therapies

• Curative therapies: 

• Hematopoietic stem cell transplantation / bone marrow 
transplantation

• Gene therapy

• Thymic transplant / cultured thymic tissues
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Immunoglobulin replacement therapies

• Source material : human plasma, relying on voluntary plasma
donors.

• The EU does not collect enough human plasma. Around 30% of
plasma used for fractionation in Europe is sourced from US donors.

• Availability of immunoglobulin therapies is limited

→ not enough to cover the needs of people living with PIDs and
other chronic conditions.

• Immunoglobulins are essential therapies for patients with PIDs.
• Can be administered intravenously or subcutaneously.
• Not one immunoglobulin therapy is suitable for all patients
→ need of a personalised approach to identify most suitable
therapy



Immunoglobulin replacement therapies

• Immunoglobulin therapies are normally subject to tenders: 
based only on price, in many countries. 

• Stockpiles can ensure availability for short-term disruptions 
→ need to be carefully planned to not exacerbate tensions.

• Critical Medicines Alliance → need for dedicated assessment of 
vulnerabilities notably in sourcing and in supply.

• Involvement of patients to ensure patient-centred policies



Gene therapy

• Gene therapy are advanced therapeutic medicinal products, 
innovative and high-cost treatments 
→ potential of be live-changing

• Many bottlenecks prevent availability and accessibility of gene 
therapy in the EU

• As such, Gene Therapy falls in the scope of the CMA 

• CMA has the potential to: 

• Facilitate access to therapies for patients in need

• Joint procurement could be a way forward



Patient involvement

• Healthcare systems are meant to serve the patient’s needs

• Patient safety, meeting patients’ needs and safeguard of health 
are crucial elements in healthcare settings

• Patient involvement needs to be embedded in any decision-
making process. 



Thank you for your attention
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PID Status

SCID

SCID-X1 Clinical

ADA-SCID Clinical

Artemis Clinical

RAG1-SCID Clinical

JAK3-SCID Clinical (failed attempt)

RAG2 SCID Pre-clinical (mouse)

AK2 def. Pre-clinical (in vitro)

BMF

Osteopetrosis Clinical

PID Status

Innate immune defects

CGD (gp91, p47) Clinical

LAD-1 Clinical

SCN (ELANE) Pre-clinical (mouse)

Immune dysregulation 

IPEX Clinical

FHL2 (Perforin) Pre-clinical (mouse)

FLH3 (Munc13-4) Pre-clinical (mouse)

XLP Pre-clinical (mouse)

XIAP Pre-clinical (mouse)

DADA2 Pre-clinical (in vitro)

HIES (STAT3) Pre-clinical (in vitro)

CTLA4 def. Pre-clinical (mouse)

PID Status

CID

WAS Clinical

X-HIM Pre-clinical (mouse)

PNP def. Pre-clinical (mouse)

ZAP70 def. Pre-clinical (mouse)

MHC class II def. Pre-clinical (in vitro)

CD3 def. Pre-clinical (in vitro)

CD3 def. Pre-clinical (in vitro)

X-MEN Pre-clinical (mouse)

Antibody defects

XLA Pre-clinical (mouse)

APDS1 Pre-clinical (in vitro)

Gene Therapy for Primary Immunodeficiencies
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Access to Gene Therapy for PIDs: the case of ADA-SCID

Explore for the NHS-Trust 

holding the market 

authorisation/licence for gene 

therapies, piloted with ADA-SCID 

gene therapy
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THANK YOU FOR 
ATTENDING 
THE PID FORUM!
Stay tuned for more… 
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