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Presenter
Presentation Notes
Dr Whyte thank you for the introduction.
 
Welcome to all of you who came to attend in person and also to those on the web. 
Welcome to each and everyone of you!
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Our discussion for today
 

• CDER Mission 
• Opportunities for Engagement with CDER
 

o Types of Engagement 

• Value of Patient Engagement 
• What CDER can’t do or say 
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Presenter
Presentation Notes
So my job this morning is to tell you somethings that you want to know, but probably also somethings you may not want to know, and to really go into some of those issues around the limits of our ability to engage.
Lets start with CDER’s mission…
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        CDER’s Public Health Mission
 

CDER’s mission is to: 
•	 Promote and protect public health by assuring 

that safe and effective drugs are available to 
Americans 

Ultimately, patients are the focus of all CDER
 
activities and we need to engage with them
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Presentation Notes
CDER's mission is to promote and protect the public health by ensuring that safe and effective drugs are available to Americans. 
This is a very succinct mission statement, but it encompasses a lot of activities.

CDER routinely consults with the American people in making its decisions about the drugs that they use. 
It holds public meetings to incorporate expert and consumer input into its decisions. 
The center also announces many of its decisions in advance so that members of the public, academia, industry, trade associations, consumer groups, and professional societies can comment and make suggestions before decisions become final.
 In addition, CDER holds annual public meetings with consumer and patient groups, professional societies, and pharmaceutical trade associations to obtain enhanced public input into its planning and priority-setting practices.
Over the years, policies have changed and laws have gotten stronger, but the center's present and future mission remains constant: to ensure that the benefits of drug products made available to the public outweigh all known risks.
Ultimately, patients are the focus of all CDER activities and we need to engage with them…
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Opportunities for Engagement at CDER
 

•	 External Stakeholder Meeting Requests (ESMR)
System 

•	 Patient-Focused Drug Development meetings
(PFDD) 
-Focused on better understanding the disease

and patient experience.
 

•	 Advisory Committee Meetings 
- Open Public Hearing Portion 

• Patient Representative Program 
•	 Ad hoc FDA meetings 

-Typically scheduled with the Review Division 
www.fda.gov 

Presenter
Presentation Notes
First, let's start with some of the things you really want to know, and that's where are the opportunities for engagement? This has changed over the last decade since I have been involved in drug development. Patient input is playing an important and increasing role in the development and regulation of medical products. 
A large number of patient engagement activities are in progress at CDER. 
 You can see on this slide , the multiple different opportunities for patients to engage with FDA
You just heard about ESMR – your opportunity to request meetings with CDER

PFDD meetings, which is turning out to be perhaps the most effective and best way to bring to us patients understanding and experience of the disease. We have speakers on todays agenda who will discuss that in more details, so I’m not going to go into that. 
Next we have,  Advisory Committee Meetings and most of these advisory committees do have a patient representative assigned to the advisory committee to present that point of view. Patient representatives are selected to participate in an AC meeting. This is an opportunity for public dialogue. Pt representatives are  considered government employees for the duration of the time they are serving on the Advisory Committee. 
We also have public speaking sessions where many patients often take advantage and come and speak, but they often get about five minutes to make their point of view to that advisory committee; that’s five minutes each. 

We often encounter patient advocacy organizations at external meetings. For example, we have an annual meeting that we do together with NORD, the National Organization of Rare Diseases. And there, we often have very lively engagement conversations with the patients and the patient community.

Sometimes patient advocacy organizations request to speak with us on an ad hoc basis and  will actually come in, and we will talk to them and  engage with them and listen to their points of view.  Typically scheduled with the Review Division 
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Opportunities for Engagement at CDER
 
(continued) 

•	 Citizen Petitions 
•	 Comments to the docket for Federal Register 

Notices 
•	 Guidance development 
•	 Emails, letters and phone calls 
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Presentation Notes

Then there are Citizen's petitions. Many patient advocacy organizations have the sophistication to submit to us a citizen's petition, which outlines a desired action that they would like us to consider or a point of view for us to consider. So we carefully review those. They  often have a lot of legalistic aspects to them.

- Then finally, we do put out notices in the Federal Register so that the public can be aware of some of the things we're doing such as guidance’s. We do carefully review all the comments, sometimes thousands of comments, that come to us from those Federal Register notices, often from patients and patient advocacy organizations.

One of the most interesting recent developments for patient engagement has been in the development of guidance. The Duchenne's muscular dystrophy community got together and put together a proposed guidance that they then submitted to us and which we then reviewed and used as the basis of our own guidance on the development of drugs for Duchenne's muscular dystrophy.  

We often receive a lot of emails and letters, and sometimes certain advocacy organizations seem to think that the most effective way is to bombard us with thousands of  emails. And while certainly it does get our attention, I can tell you it's probably not the most effective way to be able to get your points across to us.  

Patient opinions are also expressed publicly including through social media for example: FDA’s. FB page
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Why Patient Recommendations are Valued
 

•	 Identify what matters/what is 
important to patients 

•	 Benefit in development of 
clinical trials that are meaningful 
and realistic 

•	 Raise FDA’s Awareness 
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Presentation Notes
Patient voice is important to us because patients bring inside to a disease 
Patients provide insight on issues, problems, and/or questions that are important to patients and family members
We also recognize not just one patient represents the whole patient community of  particular disease
Patients have a vested interest and diversity of opinions
Varied perspectives, both in terms of risk tolerance and potential benefit. 
So its important to identify what matters/what is important to patients 

This will aid in 
Aid in development of clinical trials that are meaningful and realistic

And will
Raise Awareness
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The Value Patient Engagement Adds
 

www.fda.gov 

• Patient input can direct drug
 
development in many ways:
 

- helps with the understanding of 
diseases and their impact 

- helps identification of specific 
symptoms that are significant to 
patients 

• Helps design better clinical trials 

We want to hear from you… 
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Presentation Notes

Science of patient engagement is used in Integrating patient voice into the regulatory process to better enable patient perspectives to shape product development and approval 

What Value Can Patient Engagement Add?
Better designed trials
Faster recruitment and improved retention
Cutting time and cost of product development
Help develop meaningful endpoints and measurements
Contribute valuable data –patient and natural history registries
Medical products that better reflect outcome and quality of life measures most important to patients

What matters most to patients?  What are the most significant impacts of disease?  How do we measure this? TRANSLATIONAL
What aspects of clinical trials can be better tailored to meet the patients who (might) participate in the trial? Clinical Studies
How can patient reported outcome data be best integrated into benefit-risk assessments? Pre-market review
How to best communicate the information to patients and prescribers? Post Market review




 

 

 
    

   
 

 

Transparency, The Law, and Confidentiality
 
(What we can’t do or say)
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Presentation Notes
FDA desires to be transparent but often can’t be because of the law -We do want  to have dialogue. But often our dialogue is constrained, and it's very uncomfortable for us  because we really want to be able to talk back, but we can't, and that's predominantly because of the law. 
We do operate under strict laws regarding confidentiality in regard to our knowledge, opinions, and what we are  saying and discussing with sponsors during drug development and review. Because that’s very confidential relationship that we have with the sponsor during this period of time. 
This greatly restricts our ability to discuss or even mention the existence of specific products that are under review or development during that period of time. And  I know sometimes it frustrates the patient community that we can't directly tell them what  we're thinking or what we think needs to happen next, or what we even think of what has happened so far. But the whole reason is that this is really designed to protect the sponsors, and this is congressional action and law, and it's to protect their commercially sensitive information. 

I mean, you can imagine if we sort of told you what we were planning, and your relative was a stock  broker, and you at dinner with them and mentioned what FDA is planning to the stockbroker, and then he went out -- that would be a real problem…, and you can immediately sort of see how that could happen.
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Bias, Fairness, and Consistency
 

•	 Avoid bias to one company 
over another 

•	 Focus on the specific scientific
facts presented 

•	 Meetings are granted free of 
bias 

•	 Fairness, and consistency 
•	 Open dialogue with patients

and industry 
•	 Points of view connected with 

sponsor support (financial for
example) may have less 
credibility 
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Presentation Notes
Now, the other area that I need to talk  about is bias, fairness, and consistency. 
We really do try to be consistent in our approaches, and it's hard because FDA is a very large organization made up of thousands of people, but we work hard to be consistent in that approach and avoid showing bias to one company over another, rather must focus on the scientific facts presented to us. 
And we do actively think hard about making sure that we are acting in that way.
Now, the same thing applies to our work with patient organizations we try to incorporate and dialogue broadly with patients and industry and not just picking one group over another group.
Sometimes patient advocacy is fractured;  shocking information…. But sometimes even within small disease groups, we find that there are  patient advocates who have one strong view versus  another group of patient advocates that have another strong view, and we have to be very careful to listen to both views and to try and incorporate those views into our thoughts. 
Then finally, in the area of bias, I have to say that when people come to us and their point of views are connected with the sponsor financial support, or if they come to a sponsor meeting and we know that they've been paid for and selected by the sponsor to present their viewpoints  to us, we're aware. 
So we also carefully examine that into what we hear when we know it's been a very selected point of view that we may be hearing. 

Then as much as we listen…, as much as we want to incorporate…, and I think you'll hear a lot more detail as we talk about the patient-focused  meetings, we really do value what we hear. 
But we can't always follow what we hear, and we don't  always follow We have to act still in an independent manner. And part of that can be due to the fact that the law may not allow us to do what you're recommending us to do. 
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Patient Recommendations are Valued, 
But….We Can’t Always Follow Them 

•	 Statute 
•	 Differences of opinion on 

interpretation of underlying 
facts 

•	 Differences in views on 
practicality 

•	 Conflict with laws or regulations 
creating legal risk 

•	 Inconsistency with policy 
position or previous 
decisions 

•	 Evolution of underlying data www.fda.gov 10
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Presentation Notes

You'd be surprised. We even get phone calls from Congress sometimes telling us to do things, and we say, “Umm…, I don't think that's legal." And so we sometimes can't always do that. 
We may also have a real difference of  opinion on the interpretation of the underlying facts. You may or may not be aware, but in fact if you look at the medical and scientific published  literature, less than half of it can be reproduced. So you can't always believe everything you read, even in a medical journal. It doesn't always turn out to be quite the truth….
 And FDA is the only regulatory organization in the world that looks at the actual data. For example, in Europe they often will just look at summarizations that were given to them by  the sponsor. Here we say, in God we trust, everyone else bring us the data, and we're going to take a very good look at it. 
So we may have differences in views on the practicality of the recommendations that are made to us, or as I mentioned before, conflict with the laws or regulations, maybe not in a way that makes  it illegal, but which introduces a very significant legal risk.  
Finally, the last two, there can be an  inconsistency with the recommendation in our entire  policy position or previous decisions. Now, that  doesn't mean that we can't change our policy. It doesn't mean we can't diverge from our previous decisions, but we cannot do that lightly, because  that would not be fair or consistent. So when we do make a change, it has to be very, very carefully considered and well supported.
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Thank you 

Contact Info: CDERPASE@fda.hhs.gov or Sadhna.Khatri@fda.hhs.gov 
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