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INTRODUCTION

IPOPI, the Association of national organisations of patients with
PIDs, is dedicated to:

 Improving awareness, access
to early diagnosis and optimal
treatments for PID patients
worldwide

* Working with policy makers to
"~ address patients needs

[ » Collaborating with all relevant
| stakeholders to design best
approach
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* Thanks to Mr José Inacio Faria MEP and Mr. Carlos Zorrinho

MEP for co-hosting this event.

* Thanks to participants and experts who accepted to join and

will contribute to the discussions.

* Thanks to CSL Behring for supporting this IPOPI initiative.

CSL Behring

We are stronger if we work together!



REASONS FOR DEVELOPING THE PID

PRINCIPLES OF CARE

Scarce knowledge at medical, political and societal level about PIDs.
PIDs not recognised as chronic diseases in all countries.

Disparities in screening, diagnosis, treatment and care worldwide &
even in the EU!

Not all continents benefit from international scientific collaboration;
from facilities that would allow patients to get diagnosed, treated and

cared for.



REASONS FOR DEVELOPING THE PID
PRINCIPLES OF CARE

Scarce knowledge at medical, political and societal level about PIDs.

PIDs not recognised as chronic diseases in all countries.

PROGRAMAS

Patient
| organisations are
working hard to
raise awareness!
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REASONS FOR DEVELOPING THE PID
PRINCIPLES OF CARE

Disparities in screening, diagnosis, treatment and care worldwide &

even in the EU!

0-1 diseases

2-5 diseases

21-30 diseases

- 31+ diseases

SCID NBS

requested, on-

going pilot or

implemented
Disparities in newborn
screening practices in

the EU




REASONS FOR DEVELOPING THE PID
PRINCIPLES OF CARE

Disparities in screening, diagnosis, treatment and care

worldwide & even in the EU!
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Differences in Ig replacement therapy dosing in patients with CVID in
Europe: Results from the ESID Database (2011).



REASONS FOR DEVELOPING THE PID
PRINCIPLES OF CARE

Not all continents benefit from international scientific

collaboration; from facilities that would allow patients to get

diagnosed, treated and cared for.

 Prof Gaspar collaborates and treats with gene therapy
patients from other EU member states.

« Patients with PIDs in Bolivia do not receive Ig
replacement therapy — need to travel to Argentina.

* Lack of PID registries in some EU countries.

e Etc.



WHY PRESENTING THESE GUIDELINES IN
A POLITICAL SETTING?

The PID community calls upon international and national
healthcare policy makers to take strong and decisive action
to ensure that people with PIDs are diagnosed as early as
possible and have appropriate access to safe, affordable and
efficient life-saving treatments and optimum care

throughout the world.
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How cAN EU PoLicy MAKERS SUPPORT

PEOPLE WITH PIDS?

PIDs are complex, chronic and rare diseases that impact

patients’ and families’ lives in many ways.

Policy areas with an impact on patients with PIDs and their

families’ lives:

* Rare Disease Blood

 European Reference Cross-border healthcare
networks Reimbursement and HTA

 Advanced therapies Pharmaceutical

 Research Social security legislation
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How cAN EU PoLicy MAKERS SUPPORT
PEOPLE WITH PIDS?

 Rare Disease policy
* Ensure that rare disease policy does not lag behind at EU level.
 Patients with PIDs and other rare diseases need policy support
from EU:
* Newborn screening;
 European reference networks;
e Development of new therapies for rare diseases (not only

OMPs).
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How cAN EU PoLicY MAKERS SUPPORT :

PEOPLE WITH PIDS?

 Research policy

e Through Horizon 2020 - collaboration in a multi-stakeholder
consortium to develop a safe and effective gene therapy for
children with SCID in 4 years.

 |POPI’s role: provide PID patient viewpoint on R&D process; foster
patient involvement in clinical design, trial protocols,
patient/parent information, information dissemination, etc.

e Key aspect: ensure that administrative burden does not deter
scientists and patient organisations from participating; need for

further support to innovative approaches to RD.



How cAN EU PoLicy MAKERS SUPPORT

PEOPLE WITH PIDS?

 HTA and reimbursement policy

« What IPOPI does: working with other partners to develop a
tool providing strong evidence on the needs and views of
patients with PIDs regarding their treatment. (Burden of
Treatment survey)

 Objective: provide robust patient input in reimbursement
and decision-making

e Key aspect: involvement of patients in reimbursement

decisions and HTA appraisals.
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CONCLUSIONS

PID Principles of Care has 2 aims:

 providing a "gold standard" framework of diagnosis and care
for primary immunodeficiencies;

 guidance to decision-makers and healthcare professionals
throughout the world on the different aspects affecting PIDs.

We need to ensure swift collaboration and alignment between

policy making and care delivery.

 Collaboration of patients, healthcare professionals, industry
and policy makers is key to ensure that patients with PIDs

and their families can lead normal lives.






