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May 30, 2012 

 

Leslie Kux 

Assistant Commissioner for Policy 

Food and Drug Administration 

5630 Fishers Lane, Room 1061  

Rockville, MD 20852 

 

Re: Patient Perspectives in Regulatory Decision-Making 

 

Dear Assistant Commissioner Kux:  

 

The National Health Council (NHC) appreciates FDA’s efforts to establish a mechanism for 

obtaining input from the patient community (which includes individual patients and caregivers, 

as well as the organizations that represent them) to enhance its benefit-risk assessment in 

regulatory decision-making. As FDA noted in the Federal Register notice dated April 19, 2012, 

“the medical product review process could benefit from a more scientific, systematic, and 

expansive approach to obtaining input from patients who are experiencing a particular disease 

condition.”
1
  

 

The NHC is the only organization of its kind that brings together all segments of the health 

community to provide a united voice for the more than 133 million people with chronic diseases 

and disabilities as well as their family caregivers. Made up of more than 100 national health-

related organizations and businesses, its core membership includes approximately 50 of the 

nation’s leading patient advocacy groups, which control its governance. Other members include 

professional societies and membership associations, nonprofit organizations with an interest in 

health, and major pharmaceutical, medical device, biotechnology, and insurance companies. 

 

Patients and Consumers Are Vital Components of the Community 

The patient and consumer communities are represented by individuals and organizations.  To 

fulfill its mission to promote and protect public health, FDA is responsible for weighing the 

probable risks of drugs with their probable benefits. Historically, these benefit-risk assessments 

have taken the perspective of the population as a whole. FDA is increasingly appreciating the 

fact that individual patients make judgments based on their own preferences and circumstances. 

As FDA moves toward integrating public input on benefit-risk in a more meaningfully manner, a 

fundamental distinction must be made between patients and consumers (both the individuals and 

organizations that represent them).  

 

While patients and consumers share many concerns, our perspectives on benefit-risk may differ 

significantly. A person with a chronic disease and disability will rely on the health care system 

for the rest of his or her life to enable a longer, healthier, and more robust life. An individual 

patient’s views on health issues, such as the benefit and risk of new treatments, will vary 

                                                           
1 Federal Register, Volume 77 Issue 76 (Thursday, April 19, 2012). 
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depending on the severity of the condition and personal circumstances. A consumer, on the other 

hand, is a generally healthy individual who will move in and out of the health care system as his 

or her needs change over time. As such, a consumer’s perception of benefit-risk, and in particular 

his or her tolerance for risk and uncertainty, may differ dramatically from that of a patient. The 

missions of the organizations that represent patients and consumers differ as well. A consumer 

advocacy organization seeks to ensure the rights and safety of consumers. In the context of 

health care, a main aim of a consumer advocacy organization may be to ensure that a consumer’s 

interaction with the health care system is safe. While patient advocacy organizations share this 

aim, a patient advocacy organization seeks to ensure that goals to improve safety are balanced 

with the need to improve treatment options and find cures. 

 

Many patient advocacy organizations also work through the NHC to address systemic health care 

policy issues, creating a united voice for the broader patient community and family caregivers. 

Given the different perspectives that patients and their caregivers, consumers, and organizations 

that serve these groups lend to the regulatory review process, it follows that the point at which 

their input would be most valuable could differ as well.  

 

Points of Engagement 

The NHC believes there needs to be greater attention on integrating the perspectives of 

individual patients and consumers as well as patient and consumer organizations in benefit-risk 

assessments. FDA has provided examples of the topics on which the agency believes the patient 

community could add valuable insight
2
. While we support the range of topics addressed, it is 

unclear at which point in the regulatory review process input on these questions from the patient 

community would be sought. We believe it is insufficient to ask these questions merely at one 

point in time (such as at the front end or the back end of a regulatory review), but rather should 

be incorporated throughout the regulatory review process. This would enable FDA to better 

accommodate the dynamic nature of benefit-risk assessments, and to integrate new findings from 

clinical investigations, the evolution of the treatment landscape, or changes in patient preferences 

and risk tolerances. The input that FDA receives would also be enhanced if the agency considers 

the appropriate entity to engage at a given stage in the process (i.e., the individual 

patients/caregivers/consumers and/or the organizations that represent them).  

 

As Figure 1 depicts, however, there are few delineated opportunities for the patient community 

to provide input on benefit-risk assessment throughout FDA’s current regulatory review and 

approval process. With this framework as a model, we urge FDA to clarify the points in the 

regulatory review process at which input from the patient community would be useful and 

warranted. 

 

                                                           
2 Federal Register, Volume 77 Issue 76 (Thursday, April 19, 2012). 
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Figure 1. Patient Engagement  

in Regulatory Decision-Making 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

  
Source: National Health Council.  

 

As shown in Figure 2, the NHC proposes a framework for ensuring a robust process for 

continuously soliciting and integrating patient input in the research and development process. 

We believe adoption of a systematic approach to incorporating patient perspectives by drug 

sponsors will ultimately result in research that will be more useful in the clinical setting. FDA 

can play an important role in encouraging sponsors to adopt this framework, which we believe 

will ultimately enrich the FDA regulatory review and approval process.  

 

Figure 2. Patient Engagement in the  

Research and Development Process  
 

 

 

 

 

 

 

 

 

 

 

 

 
 

 
Sources: The National Working Group on Evidence-based Healthcare: The Role of the Patient/Consumer in Establishing a Dynamic 

Clinical Research Continuum: Models of Patient/Consumer Inclusion. August 2008; Mullins CD, Abdulhalim AM, Lavallee DC. 
Continuous Patient Engagement in Comparative Effectiveness Research. JAMA.2012;307(15):1587 1588. doi:10.1001/jama.2012.442  
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We encourage FDA, as well as drug sponsors, to use a range of methods in soliciting input from 

the patient community. In the context of specific studies, face-to-face meetings will be 

particularly helpful when soliciting targeted input on a highly technical topic, whereas web-

based or survey-based methods could be more appropriate when FDA is seeking input from as 

broad an audience as possible. When evaluating different modalities for soliciting input, FDA 

must also consider how these methods may be enhanced to ensure that patient representation is 

broad and diverse. Conversely, FDA should also consider how certain modalities may 

inadvertently hinder participation of certain populations. Finally, as FDA works toward 

designing a process that can promote more meaningful engagement, we urge FDA to require 

disclosure and discussion to manage conflict of interest. The presence of a potential or perceived 

conflict of interest is separate from committing an improper act or behavior. Through disclosure 

and discussion, potential or perceived conflicts of interest can be discovered and defused before 

any impropriety takes place.  While the NHC appreciates the intent of conflict-of-interest 

policies, we believe that potential or perceived conflicts of interest should not be a de facto 

standard for disqualification from participation. All parties need to disclose and discuss to ensure 

that the entire constellation of perspectives can be represented in vital benefit/risk assessments 

and meetings. 

 

Patient-Focused Benefit-Risk Meetings  

FDA will soon begin convening meetings with the patient community on benefit-risk 

considerations within specific disease areas. As FDA considers the specific disease areas that 

will be discussed during each of these meetings, the NHC proposes that the agency adopt a 

framework for determining the disease areas that considers potential differences in benefit-risk 

perceptions across categories of diseases and conditions and/or demographic groups, as well as 

potential variations that may exist within each category. Such a potential framework is described 

in Appendix A.  

 

Meeting the Needs of a Diverse Nation 

Though significant advances have been made in health care, these advances have not been 

enjoyed equally. In its 2001 report, Crossing the Quality Chasm, the Institute of Medicine 

identified equity as one of the six pillars of high quality health care. Equity is achieved by 

providing care that does not vary in quality because of personal characteristics such as gender, 

race or ethnicity, geographic location, and socioeconomic status.
3
 In developing a process to 

promote meaningful patient engagement, FDA should seek to ensure that its process facilitates 

the inclusion of perspectives of patients that may have traditionally been underrepresented and 

results in patient representation that is reflective of the diversity of our nation.   

 

Conclusion 

The NHC recognizes the complex and technical nature of medical product reviews. Orientation 

will be critical and training will be needed across the board with all stakeholders learning from 

each other. The NHC is eager to continue to partner with FDA as it works toward facilitating 

greater patient participation in the regulatory review process, and to assist in the translation and 

education of our community in the areas that could help expedite progress in clinical trials 

                                                           
3 IOM (Institute of Medicine). 2001. Crossing the quality chasm: A new health system for the 21st century. Washington, DC: National Academy 

Press. 
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implementation. We would like to thank you for this opportunity to share our comments. Please 

do not hesitate to contact Eric Gascho, NHC Director of Government Affairs, if you or your staff 

would like to discuss these issues in greater detail. He is reachable by phone at 202-973-0545 or 

via e-mail at egascho@nhcouncil.org. You may also reach me on my direct, private line at 202-

973-0546 or via e-mail at mweinberg@nhcouncil.org.  

 

 

Sincerely, 

 

 

 

Myrl Weinberg, FASAE, CAE 

President 

 

 

mailto:egascho@nhcouncil.org
mailto:mweinberg@nhcouncil.org
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Appendix A. Framework for Determining Topics for FDA’s 20 Patient-Focused 
Meetings 
 

Under PDUFA V, FDA is required to convene 4 meetings per year with the patient community 

(CDER to host 17 meetings and CBER to host 3 meetings), with each meeting focused on a 

different disease area. In determining the topics of each of the 20 patient-focused meetings on 

benefit-risk, the NHC proposes that FDA adopt a framework that consolidates and adapts the two 

approaches that are described below.  

 

Approach 1:  NIH/NLM Framework
4
 

The spectrum of diseases and conditions can be identified using information provided in Medline 

Plus, the National Institutes of Health's website designed for patients, and produced by the 

National Library of Medicine. MedLine Plus includes information on more than 900 diseases, 

illnesses, health conditions, and wellness issues. 

 

Approach 2:  “Bridges to Health” Model
5
 

In the “Bridges to Health” model, the population is stratified into eight groups: people in good 

health, in maternal/infant situations, with an acute illness, with stable chronic conditions, with a 

serious but stable disability, with failing health near death, with advanced organ system failure, 

and with long-term frailty.
 6

  Each group has its own definitions of optimal health and its own 

priorities among services.
7
  

 

Recommendation to FDA  

In determining the topics for the 20 patient-focused drug development meetings, the NHC 

proposes the FDA adopt a framework that consolidates and adapts the two approaches described 

above. We believe the NIH/NLM framework is an appropriate starting point to ensure that the 

breadth of diseases and conditions is represented. We recommend adapting the framework to 

include and exclude the following topics:  

Included Excluded* 

Blood, heart, and circulation Ear, nose, and throat 

Bones, joints, and muscles Eyes and vision 

Brain and nerves Mouth and teeth 

Digestive system Skin, hair, and nails 

Endocrine system Female reproductive system 

Immune system Male reproductive system 

Kidneys and urinary  

Lungs and breathing  
 
*The rationale for excluding certain topics in the NIH/NLM framework was the assumption that the major diseases affecting these organs can be 

included in other categories in the adapted framework (e.g., age-related macular degeneration would be included under the Geriatrics category). 

 

                                                           
4 http://www.nlm.nih.gov/medlineplus/healthtopics.html 
5 Lynn J, Straube B, et al. Using Population Segmentation to Provide Better Health Care for All: The “Bridges to Health” Model. The Milbank 

Quarterly, Vol. 85, No. 2, 2007 (pp. 185–208) 
6 Lynn J, et al.  
7 Lynn J, et al.  

http://www.nlm.nih.gov/medlineplus/healthtopics.html
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Using this adapted NIH/NLM framework as the base, we recommend the FDA add certain 

diseases or conditions that may affect multiple body systems and, due to unique characteristics of 

disease, may merit separate consideration. These include:  

 Cancer 

 Mental health 

 Infectious disease 

 Pain 

 Rare diseases 

 Genetic conditions 

 Obesity, nutrition, and physical activity  

 

We also recommend the inclusion of certain diseases that primarily affect specific demographic 

groups:  

 Pediatrics and maternal/infant health  

 Geriatrics 

 People with disabilities 

 

Finally, we recommend layering the population segments outlined in the “Bridges to Health” 

model, with some modifications, over the diseases and conditions. For example, we recommend 

that the population stratification scheme in the “Bridges to Health” model be adapted to include 

the following categories: 

 Healthy (consumers) 

 Acute 

 Chronic, stable 

 Chronic, progression 

 Significant disability 

 End of life, short decline 

 End of life, long decline 

 

As FDA looks to determine the topics of the patient-focused meetings, the framework described 

above offers the ability to look at the spectrum of diseases and conditions, while at the same time 

recognizing potential variations within a given disease or demographic category. A draft 

framework is in the accompanying table.  
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Appendix A. Framework for Determining Topics for FDA’s 20 Patient-Focused Meetings (Continued) 
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http://www.nlm.nih.gov/medlineplus/endocrinesystem.html
http://www.nlm.nih.gov/medlineplus/endocrinesystem.html

