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Patients and Consumers: 
Principles 

We have many “stakeholders:, but we have only one “customer”  - 
the patients of our country for whom we work and to whom we 
are responsible 

 
Patients need to honestly perceive that they are the end and not 

the means to an end 
 
 They who must make informed decisions about products and 

their health 
 
 They who bear the ultimate benefits and the ultimate risks of 

the products we regulated 
 
  



Patients and Consumers: 
Principles 

 
Information, participation, transparency breed 

confidence and trust  
 
Silence, neglect, opacity breed fear and 

distrust 



Patients and Consumers 

Proactively Reaching Out to Patients and 
Consumers 

  
  
Proactively Engaging Patients and Consumers 

in our regulatory processes and decision-
making 

 





Proactive Outreach 

Patient Network News 
 Twice monthly newsletter contain FDA-

related information on a variety of topics, 
including new product approvals, significant 
labeling changes, safety warnings, notices of 
upcoming public meetings, proposed 
regulatory guidances and opportunities to 
comments and other information of interest 
to patients and patient advocated 



Proactive Outreach 

Subscriptions 
 Email Alerts 
 RSS Feeds 
 
Social Media 
 Facebook 
 Twitter 
 Blogs 
 
 
 

Multimedia 
 Podcasts 
 Videos 
 Flickr 
 
Content syndication 
 Widgets 
 Syndicated Content 
  Feeds 
  
 



Proactive Outreach 

On Line Customer Feedback and 
Guidance: 

 
  American Consumer Satisfaction Index 

 Survey 
 







But not enough! 

Only the front half of the circle 
 
Not complete until the other half is equally as 

well populated with opportunities for 
interactions 



Patients and Consumers 

Proactively Reaching Out to Patients and 
Consumers 

  
  
Proactively Engaging Patients and Consumers 

in our regulatory processes and decision-
making 

 



Engagement in 
 Decision-making 

Patient Representative Program 
 Members of our Public Advisory Committees 
 Consultants to our Review Divisions during 

Drug Development ( aka “scientific advice”) 
 
Patient-focused Drug Development Program 
 New program mandated under our most 

recent pharmaceutical law (FDASIA – 2012) 



Patient Representative Program 

1991 – First Patient Representative on a Public 
 Scientific Advisory Committee 

    (Anti-viral Drugs Advisory   
  Committee – HIV/AIDS drugs) 

  
2001 – First Patient Consultant Program  
   (Oncology)  
  
Now combined into our Patient Representative 

Program 
 
Special Government Employees for this purpose 
 Bound by COI / confidentiality as are our other 

advisory committee members 



Patient Representative Program 

 Unique perspective of patients and family members 
directly affected, especially by serious and life-
threatening diseases 

   
 Should have: 
  Personal experience with and/or be 

 knowledgeable about the specific illness or 
 condition 

  Ability to articulate the perspective of patients 
  Experience as a patient advocate 
  Formal affiliation with a patient advocacy 

 organisation 
  Ability to identify issues through communication 

 with patient constituencies 







Advisory Committee Members 

Patient Members 
 
Consumer Members 
 
Why? 
 
What can they contribute? 



Clinical Trials Data 
• The trials data tell us: 

– What the demonstrated benefits are in the 
test population when used in certain way 

– What the known risks are in the test 
population when used in a certain way 

– They give was a benefit/risk profile in the 
test population when used in a certain way 

– This is the SCIENCE of medicines 
regulation 



Clinical Trials Data 
• The trials data do NOT tell us: 

– How to manage the known and unknown risks - or 
even if you can in a specific health care system 

– How to best communicate that risk  - or even if it can 
be communicated in various communities 

– What specific communities’ tolerances of the 
benefit/risk profile are 

– This is the ART/JUDGEMENT of medicines regulation 
– Generally IS community specific 
– In this area that patient and consumer members have 

often been pivotal in our decision-making 



Training for Members 

Office of Special Health Issues / Center  Orientation 
 Mission and Structure of our agency 
 Function and structure of the Advisory committee on 

which they will be serving 
 Role and Responsibilities of the Patient 

Representative 
 Conflict of Interest information pertinent to their 

designation as a special government employee 
 Compensation for service, travel, and lodgings 

relative to committee meetings 
 Observe other meetings 
 Talk with those who have been patient 

representatives previously 



Development Consultants 

Drug Development Patient Consultant Program 
 Incorporates the perspective of patient 

advocates into the drug development 
process 

 Allows patients an opportunity to participate 
in the drug development process with FDA 
and companies 

 Started 2001 with 25 patients with various 
cancers 

 Expanded now to other serious and life-
threatening diseases 



Development Consultants 

Patient consultants in the program have 
participated in over 50 company/FDA 
meetings providing the patient perspective 
on topics such as clinical trial design, 
endpoint determination, expanded access 
protocol development, and clinical trial 
patient recruitment strategies. 

The program now recruits patient consultants 
on an as needed basis.  

A Patient Consultant's term is not time-limited. 



Development Consultants - 
Training 

A one and one-half day workshop that provides an 
overview of FDA, the drug review process, and the 
patient consultant’s obligations under the conflict 
of interest and confidentiality regulations. 

A site visit to an FDA scientific review division hosted 
by OSHI.  

A monthly telephone lecture series building on the 
workshop.  

A patient consultant from the current team of trained 
patient consultants assigned to each newly 
recruited patient consultant as a mentor. The 
mentor is available for ongoing support and one 
on-one-training. 

 



Development Consultants 

In order to provide consultation to both FDA and the drug 
company, it is important that the patient consultant have 
background information on the drug under review.  

Approximately three weeks before each meeting, the 
patient consultant is mailed the meeting package 
containing the meeting issues and questions. The 
patient consultant reviews the meeting package in 
preparation for the meeting. After reviewing the meeting 
package, the patient consultant's questions can be 
answered in a pre-meeting (via telephone) with FDA staff 
before the FDA and company meeting. 

All aspects of this meeting, including the meeting itself, 
the meeting package, and even the existence of the 
product application with FDA are confidential. 



Patient-focused Drug 
Development 

In FDASIA, FDA committed to a new initiative called Patient-
Focused Drug Development 

 
Goal: Obtaining the patient perspective on certain disease areas 

during the next five years. Assessment of a product’s benefits 
and risks involves an analysis of the severity of the condition 
treated and the current treatment options available for the 
given disease. This information is a critical aspect of FDA’s 
decision-making as it establishes the context in which the 
regulatory decision is made.  

 
FDA believes that drug development and FDA’s review process 

could benefit from a more systematic and expansive approach 
to obtaining the patient perspective on disease severity and 
current available options in a therapeutic area. 



Patient-focused Drug 
Development 

20 public meetings over five years (4/yr) 
 Each one dedicated to a specific disease (or group 

of closely related diseases) 
 
September 2012 – proposed long list of possible 

disease states 
 
October and December 2012 – public meetings to 

discuss which to pick; and how to structure 
questions for patient input 

 
 



Patient-focused Drug 
Development 

Proposal on how FDA will incorporate patient 
perspectives on disease severity and unmet 
medical needs into our product development 
and market authorisation decision-making 
processes 



Patient Involvement in 
Regulatory Decision-Making 

OUTREACH ENGAGEMENT 
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