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WHAT CAN INFLUENCE PATIENTS ENGAGED IN HTA?

Issue Panel 11544: Patient organisation conflicts of interest. Do HTA bodies 
really need to know?

Intellectual 
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Participatory Financial or career

What can influence our opinion?

•KOL •Politics, 
religion

• Involvement 
in research

• Social 
influencers

• Funding, 
career
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Organisation of victims of 
thalidomide and patients with 

multiple myeloma were 
negotiating a Pregnancy 

Prevention Programme (PPP), 
condition for a marketing 

authorisation

A PPP was drafted, a common 
position was reached by all 19 

groups

But 6 did not sign the agreement

And asked groups to declare 
their interests vis-à-vis the 

company

The EMA adopted a policy for 
organisations                      

(there was one for experts)

Declare • Patients’ organisations demand clear rules to declare interests

• EMA policy on conflicts of interests for patient organisations January 2004 
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Patients’ organisations as co-developers: we’re in 2021 
The existence of PO = determinant for success of R&D

Sanfilippo disease (A and B)

 15 patient groups gave a capital of $4,5 million to create 
Abeona therapeutics to develop a gene therapy

 Acquired by another company for $45 million

Cystic fibrosis

 US CF Foundation (CFF) granted $150 million to Aurora 
Biosciences, later acquired by Vertex with royalty rights to 
develop series of products

 Investment fund Royalty Pharma purchased royalty 
rights for $3,3 billion to CFF

Spinal muscular Atrophy

 AFM-Telethon/Genethon developed gene therapy vector

 Zolgensma now commercialised by Avexis with an 
agreement

HIV prevention
 AIDES received € 500,000 from Gilead for a support 

programme for the Ipergay trial, as PreP for HIV infection

AUTEURS : Christian Girard1, Philippe Barth1, Serge Braun2 
AFFILIATIONS : 1 The Orphan Diseases Crowdfunding Associates, 2 AFM-Téléthon
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PATIENTS WITH POSSIBLE 
CoI INVOLVED IN HTA

Leber Hereditary Optic Neuropathy

Blindness at a young age, within weeks

Patients consulted by HTA body (SMC)

Including from organisations funded by the 
developer – which they declared

• Refuted claims of “vision recovery”, but 
“vision improvement”

• For them, price was too high relative to 
clinical benefits

• Helped authorities to negotiate price: 
patients and doctors were on same line
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To minimise risks

•1 •2 •3 •4 •5
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CODE OF PRACTICE BETWEEN PATIENTS’ ORGANISATIONS

AND THE HEALTHCARE INDUSTRY (here)

•1 •2 •3 •4 •5
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Declarations come with assessment rules: both should be 
straightforward, not too complex, not arbitrary. Different rules 
for patients as experts and for organisations

When assessing CoI risks: proportionate scale of measures 
(exclusion, restrictions…) – risk not the same for HTA 
scientific advice / early dialogue or for assessment/appraisal

Policies should be ideally co-developed, or concerted 
(reality check) – Know each other

Being part of the decision making imposes responsibilities 
on us – and legal liability

To conclude
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https://www.eurordis.org/sites/default/files/thumbnails/0904-PO-Code%20of%20practice.pdf
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Thank you for your attention

francois.houyez@eurordis.org

François Houÿez
Director of Treatment Information and Access
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https://www.eurordis.org/financial-information-and-funding#tabs-4
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BE OPEN,

transparent
Better to declare more than not enough 

EXPLAIN
Where you’re coming from

STATE YOUR OWN
Conflicts. Your credibility will benefit. 

Declaring your interests openly makes your credibility
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