
Question Answer
How many Managed Entry Agreements 

entered into by the UK NHS include 

confidentiality provisions? Are those 

details redacted in NICE assessment 

reports?
Great insight in NICE's work. Can you 

comment on what NICE does at the 'other 

end' of the value chain to ensure the right 

evidence is collected?

And not just focus on 'repairing' some of the 

market failures that are inherent in the current 

approach to pharmaceutical development.

Great insight in NICE's work. Can you 

comment on what NICE does at the 'other 

end' of the value chain to ensure the right 

evidence is collected?

Perhaps the other thing to mention is the work 

by NICE Advice, in which we provide support to 

companies, charities and payers on the evidence 

we require. It is a fee-for-service offer from NICE.

This is insightiful. HTA is not cheap. Who 

funds the assessments?

Judicialisation is a very controversial topic 

in Brazil. I would like to share with you a 

paper we published on this issue: 

Ultraexpensive gene therapies, industry 

interests and the right to health: the case 

of onasemnogene abeparvovec in Brazil 

https://gh.bmj.com/content/7/3/e008637 Thank you for sharing this paper!

Judicialisation is a very controversial topic 

in Brazil. I would like to share with you a 

paper we published on this issue: 

Ultraexpensive gene therapies, industry 

interests and the right to health: the case 

of onasemnogene abeparvovec in Brazil 

https://gh.bmj.com/content/7/3/e008637

Thank you very much for sharing the paper, 

Adriana! It reminds me of a short talk I gave in 

Brasilia at 

https://sindusfarma.org.br/uploads/Publicacoes/

TG_INGL%C3%8AS_VFI.pdf
The focus seems to be on covering the 

cost of rare disease therapies but there 

hasnâ€™t been any discussion about 

whether the prices that the companies are 

charging is justified. Are there any 

initiatives to explore how the prices are 

set and what considerations go into 

setting those prices?
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how can tiered pricing be combined with 

confidential prices? we cannot just trust 

that companies apply tiered pricing in fair 

way.
Given the specificities of rare therapies we 

just heard, and the challenges for 

healthcre system to afford on a  

sustainable way those treatments, is there 

any consideration for setting up a Global 

Fund type for rare diseases? Alexandra 

Heumber Perry, CEO Rare Diseases 

International
What do you think of the use of cost-

effectiveness thresholds in public policy 

for the financing, pricing and 

reimbursement of health technologies for 

rare diseases?

Title Link

Ultraexpensive gene therapies, industry 

interests and the right to health: the case 

of onasemnogene abeparvovec in Brazil https://gh.bmj.com/content/7/3/e008637

Genetherapy
https://sindusfarma.org.br/uploads/Publicacoes/TG_IN

GL%C3%8AS_VFI.pdf
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