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Selected own experience with public
hearings @ FDA

29 February 1996, Norvir®

14 July 1997, HIV RNA surrogate marker

1 November 1999, adefovir dipivoxil
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Opinion

Public contributions

Interest disclosure

Contribution

Dr Burchett In favour Support for travel Treating physician 10 children in EAP, 1 Fanconi syndrome

Dr Jones In favour Support for travel Treating physician 24 adults in EAP, 4 stopped for nephrotoxicity

Dr Cimoch In favour Support for travel Treating physician, researcher 55 adults in EAP, 2 stopped for severe nephrotoxicity

Dr Farthing In favour Support for travel, investigator and Treating physician 130 adults in EAP, nephrotoxicity manageable
advisory board

Dr Grossman In favour Support for travel, investigator Treating physician 56 adults in EAP, nephrotoxicity = main reason to stop

Dr Hardy In favour Investigator Treating physician, researcher 85 adults in EAP, 52 in CT. 1 Fanconi syndrome

Dr Margolis In favour Support for travel Treating physician 82 adults in EAP, 5 with moderate renal toxicity

Dr McGowan In favour Support for travel Treating physician 68 adults in EAP

Peter Hale In favour Undisclosed Patient Own experience with drug

William Bahlmann In favour Support for travel Patient group Let people have the choice

Max Delgato In favour Support for travel Patient Own experience

Timothy Christy In favour Support for travel Patient Own experience

Hosam Chreim In favour Support for travel Patient Own experience

Amy Sullivan In favour Support for travel Investigator 27 in EAP

Francois Houyez against Support for travel Patient group Unanimous vote in EATG membership

Michael Marco against none Patient group Statement explaining why

Jules Levin Decided not to talk
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Organisation of the day

L essons learned

Opening the debates to the public brings in new issues

Access issues may depend on the scientific committee’s
opinion (indication). Such issues are valid

Being open to discuss them is a proof of mind-openness
from scientific committees

Yes, the contribution of the “public” during public hearing
can have an impact

Almost all speakers at the public hearing had received a
grant from the applicant and were in favour of a positive
opinion

Presence of the company puts some pressure on the public

The sequence applicant / FDA / committee discussion was
very fruitful to realise there is no black/white situation

The questions to committee were very useful to organise the
day, to follow the logic of the discussions and the thinking ¢
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" Decision based on evidences,
but not made by robots

free to
s split

Public hearings @ FDA

* Thesis, anti-thesis,
discussion: well structured

e Agenda and questions:
discussions remain focused

¢ Chairmanship: to the point

® 8.30 am to 5.30 pm: 7 hours

e Public can opt to keep silent
or to make an address

e Public invited to talk only
after case duly presented

* Public contributions can
make a difference

ﬁ

* Public can diverge from the
agenda

» Series of “own experience”
by people invited by
applicant who don’t add
much

e Pressure on the committee
from the audience

* A quarter to half of the
audience: stock analysts

e Applicant on stage
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Appeal
procedure

e When case not
clearly closed,
impression of
missed
opportunity

e Risk of not
authorising a yet
effective product
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For which cases?

High
expectations
from patients

e Unmet medical
need but
inconclusive
evidence or safety
issue

* New signal
identified,
important
confirmatory

studies or risk
~
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Public concern

e |s [product]
really as safe as
they say?

e Discrepancy
between actual
risk and public
fear

e Major media
interest but
controversial

coverage -
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Divergence
EMA / other
agencies

¢ Within EU
¢ Across the world
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Divergence
EMA / HTA

® Things can turn

sour, from a
political point of
view, when that
scenario happens,
when the regulators
say “yes this drug is
safe and effective”
and the payers say
“Oh well but we
won’t reimburse it”.
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The
« witnesses »

The public
Patients
Consumers




gafety?

Efficacy? |

Quality?

How?

* Not just safety
— Expected benefits come in the discussion
— E.g. Thalidomide victims/MM patients/ Peter Wijermans

* Public hearings
— Public hearings: open to all but

e Contributions should add something to the
discussion

* speakers during public phase could send written
contribution ahead of the meeting (“filter”)

— Meeting should be opened with a clear and
understandable list of questions written to be
understood by lay people (see questions to committee)

— A “main thread” (fil conducteur) would be useful to
guide the discussions »
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streaming
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¢ W The EU “touch”

the room

> Have the EU flag + EMA flag/logo in

The chair, or the co-chair should be from
a different MS than the host country

The introduction should make it clear
this is a European meeting

.
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Views in these slides are presenter’'s own views. | quality?
The presenter is currently working for the European Organisation for Rare

Diseases (Eurordis), however his experience with FDA public hearings are V
anterior. - :
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