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Building a Patient Network to Express
Patients' Views on Research Criteria
for New Medical Products
Background
The National Center for Health
Research (NCHR) held four two-day
Patient Training Workshops in
Washington, D.C. from 2015-17.
Three workshops were introductory
level and each were attended by
approximately 30 patient partners.
Twenty-six patient partners
attended the Advanced Workshop,
which included participants who
attended either a 1-day Introductory
Workshop we held in 20141 or the 2day Introductory Workshop that we
held in 2015.
The Workshops were designed to increase patient partners’ understanding of comparative
effectiveness research (CER) that determines the safety and effectiveness of medical
products. The goal was to provide patient partners with training that would increase their
knowledge and confidence to provide patients’ perspectives regarding clinical research
design and results. The Workshops provided information for patient partners to help them
serve as reviewers on research grants and to meaningfully engage with university
researchers and health agencies such as the Food and Drug Administration (FDA) and the
National Institutes of Health (NIH).
The 101 participants are listed in Appendix A.
Two-day Introductory Patient Training Workshops were held in November 2015, October
2016 and June 2017. The Advanced Patient Training Workshop was held in June 2016.
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The 2014 Workshop was partially supported by a 2014 PCORI Engagement Award, while the 2015-2017
Workshops were partially supported by PCORI Engagement Award #1379.
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These workshops were designed to build a network of trained patient partners that can
become valuable assets to government, nonprofit, and university researchers to improve
patient centered outcomes research (PCOR). The Advanced Patient Training Workshop was
held to establish potential leaders in the network to help members improve their
understanding of clinical research and the role the research and federal agencies play in
making new medical products available. Each of the four workshops trained approximately
30 patient partners.
Almost all of the 101 patients who were trained created the USA Patient Network, an
independent network of patient advocates working to ensure that medical products are
safe and effective for all. 2 The USA Patient Network has a website
(www.USAPatientNetwork.org), Facebook page, Twitter Account, and list serv, so that
Members can continue to learn and share information.
The four workshops and related activities were partially supported through a PatientCentered Outcomes Research Institute (PCORI) Eugene Washington Engagement Award
(#1379-NCHR).

Patient Training Workshop Objectives
The major objectives of the workshops were:
1) Teach patient partners the basics of clinical trial design and analysis, the standards
for health outcomes used in the FDA approval processes, the importance of patientcentered outcomes, and the benefits of diversity in clinical trials and subgroup
analysis;
2) Train patient partners to share their views at public meetings via oral and written
comments;
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Two of the patient partners died during the two years of the project, and a small number did not join the
USA Patient Network. However, several friends and family members of trained patient partners have joined
the USA Patient Network.
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3) Teach patient partners about opportunities to serve on advisory committees and as
research proposal reviewers;
4) Provide patient partners with information about engagement opportunities that will
enable them to share their perspectives regarding patient-centered outcome
research, and give them the knowledge and confidence to seek those opportunities
The agendas for the Patient Training Workshops are included in Appendix A.

Curriculum
The workshops were led by staff of the National
Center for Health Research (NCHR), patient
partners who served as consultants to the
project, and guest speakers. Keynote speakers
for each workshop were patient partners. They
included Desiree Walker (breast cancer
survivor), the keynote speaker for two
workshops; Kim Witczak (Woody Matters
founder); and Jeremy Lew (an unaffiliated
patient advocate).
Patient Partners comprised all the speakers at one Patient Panel at each Workshop, role
played the parts of Advisory Committee members and public speakers at the Mock FDA
Advisory Committee meeting, and were active participants throughout the Workshops. In
some cases, patient partners who were trained at our previous workshops returned to
participate in the Patient Panel and Mock FDA Committee meeting as well.
Guest speakers included Tom Burton (Pulitzer Prize winning journalist for the Wall Street
Journal who writes about medical products); Victoria Burack (Health Policy Analyst at
Consumers Union); Tim Horn (HIV Project Director of Treatment Action Group); Michelle
Johnston-Fleece (PCORI Engagement Officer), Shivonne Laird (PCORI Program Officer);
Susan Molchan (Board member of the National Physician’s Alliance); Salina Prasad and
Andrea Furia-Helms (FDA patient representative program); and Susan Wood (former
Associate Commissioner for Women’s Health at FDA and associate professor at George
Washington University School of Public Health).
The curriculum included:
1) Explaining the reasons for different types of clinical trials;
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2) The importance of including women, men, people of color, and people under and
over 65 in clinical trials;
3) FDA approval criteria for drugs and medical devices, and the role of patient partners
in that process;
4) How patients can find out about clinical trials;
5) Options for desperate patients who are not eligible for existing clinical trials.
Short presentations were combined with Question and Answer sessions (Q&A’s) and small
group breakout sessions to discuss examples of the concepts presented.

What did Patients Learn?
To determine if we achieved our
objectives, we administered a pretest
and posttest questionnaire. The
questionnaires were used to assess
changes in participants’ knowledge,
attitudes, and beliefs.
Identical questionnaires were
distributed to workshop participants
before the start of the workshops and
before the discussion at the end of the workshops to determine participants’ knowledge
before the workshop and how it changed after attending the workshop. Almost all
workshop participants completed the pretest and posttest. Only those that completed both
questionnaires were evaluated.
The questionnaires from each workshop assessed participants on the same content.
However, some questions in later questionnaires were modified based on feedback from
earlier workshops. Appendix C is the questionnaire from the first workshop in November
2015 and Appendix D includes the questions from the second and third Introductory
Workshop as well as a table showing which questions were comparable to those from the
2015 questionnaire. Several questions from the original questionnaire were excluded from
data analysis because they were not comparable to questions in the revised questionnaire.
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A sample size of 85 was used in data analysis for
questions 1, 2, 3.2, 3.3, 4, and 6 from the
Introductory workshops. Responses for questions
3.1, 5, 7.1, 7.2, and 7.3 were analyzed for only 54
participants, because there were no comparable
questions on the original questionnaire. For the
Advanced Questionnaire, 26 patient partners
completed both a before and after questionnaire.
The introductory workshop questionnaires also
included 2 open-ended questions on opinions on drug advertisements and speed of the
FDA approval process.
There were a total of 8 multiple-choice questions, which included a maximum of 12 correct
responses, since two questions had multiple parts; total scores ranged from 0 to 12.
Participants included their first name on the questionnaire so that we could compare
pretest and posttest scores. For the three Introductory Workshops, average scores
increased from 7.6 to 9.6, indicating a significant increase in knowledge following the
workshops (paired t-test: t=4.79, p=0.0006) (Table 1).

Table 1: Paired t-Test to Compare Correct Answers in Pretest and
Posttest in the Introductory Workshops

Mean
Standard Deviation
t Statistic
P-Value (two-tailed)

Pretest (n=81)
7.6
0.6

Posttest (n=81)
9.6
0.3
4.79
0.0006

For the Introductory Workshop, all 12 individual questions that were scored indicated an
increase in knowledge, sometimes dramatically. As shown in Table 2, for 6 of the questions,
there was a significant increase, at a significance level of 0.05, in posttest versus pretest
scores following the Introductory Workshops.
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Table 2: Correct Answers to Individual Questions in Pretest and Posttest
in the Introductory Workshops
Question
Q1
Criteria for FDA drug approval
(n=85)
Q2
Drug vs. device standards
(n=85)
Q3
Matching clinical trial types
3.1) Uncontrolled clinical trial
(n=54)
3.2) Randomized controlled trial
(n=85)
3.3) Randomized double blind
trial (n=85)
Q4
Define biomarkers or surrogate
endpoints
(n=85)
Q5
Importance of subgroup analysis
(n=54)
Q6
Advantages of studying biomarkers
(n=85)
Q7
Differences between pre- and postmarket studies
(n=54)
Q9
Meaning of statistical significance
(n=54)

Pretest

Posttest

p-value

74%

79%

NS

59%

93%

<0.0001

1.

54%

69%

NS

2.

64%

65%

NS

3.

82%

98%

0.0081

75%

86%

NS

98%

100%

NS

56%

80%

0.0008

1)

30%

63%

0.0006

2)

36%

60%

0.013

3)

35%

62%

0.0052

95%

100%

NS

Comparisons in shaded boxes were statistically significant.
The Advanced Workshop questionnaire consisted of 10 multiple-choice, matching, and
true/false questions, some of which had several parts, which tested knowledge on clinical
trial design and standards used in the FDA approval process. The posttest included an
open-ended question regarding patient participation in clinical trials. (Appendix E).
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The multiple-choice questions had either one or several correct answers. Total possible
correct scores ranged from 0 to 17. Average scores increased from 10.1 to 12.1 following
the Advanced Workshop, indicating a significant increase in knowledge among the
participants (t=4.02, p=.001) (Table 3).
For the Advanced Workshop, 14 of the 17 individual question parts showed an increase in
scores. However, due to the small sample size, only two of these increases were
statistically significant (Table 4).

Table 3: Paired t-Test to Compare Correct Answers in Pretest and
Posttest in the Advanced Workshop (N=26)
Mean
Standard Deviation
t Statistic
P-Value (two-tailed)

Pretest
10.1
1.2

Posttest
12.1
1.0
4.02
0.001
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Table 4: Correct Answers in Advanced Workshop Pretest and Posttest
Question

Pretest (n=26)

Q1: Criteria for FDA drug approval
Q2: Drug vs. device standards
Q3: Matching clinical trial types
3.1) Uncontrolled clinical trial
3.2) Randomized double blind clinical
trial
3.3) Randomized controlled clinical trial
Q4: Define biomarkers or surrogate
endpoints
Q5: Why is subgroup analysis
important?
Q6: Advantages of studying biomarkers
Q7: Differences between pre- and postmarket studies
Q8: Advisory Committees
Q9: Define statistical significance

Q10: Expanded access

p-value

1.
2.

62%
62%
58%
92%

Posttest
(n=26)
81%
88%
81%
100%

3.

62%

85%

NS

73%

85%

NS

92%

100%

NS

8%
A) 36%
B) 24%
C) 52%
88%
A) 84%
B ) 96%
C) 60%
D) 40%

16%
40%
36%
48%
76%
92%
92%
76%
56%

NS
NS
NS
NS
NS
NS
NS
NS
NS

24%

60%

0.01

NS
0.03
NS
NS

Summary of Results
Introductory Patient Training Workshops
● The percentage of correct answers increased from 63% before the Workshop to
80% afterwards
● The greatest increase in knowledge was regarding the differences between FDA
approval standards for drugs and medical devices (Q2). Correct responses
increased from 59% before the Workshop to 93% afterwards.
● Prior to the Introductory Workshop, participants knew the least about the
differences between pre- and post-market studies (Q7). The percentage of patients
who correctly answered that question increased by nearly 20%.
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Advanced Patient Training Workshop
● Most of the participants in the Advanced
Workshop had previously attended one of
our Introductory Workshops, so they
already knew the importance of diversity in
clinical trials and subgroup analyses (92%).
Before the Advanced Workshop started,
more than 80% correctly defined a
randomized double blind clinical trial and
understood the role of advisory committees.
● There was less room for improvement and the number of participants was small,
resulting in statistically significant improvement on only 2 questions.
● The greatest learning was on expanded access (Q10), with correct responses
increasing by 36%, and on understanding of the differences between FDA standards
for drugs and medical devices (Q2), with correct responses increasing by 26%.

Open-Ended Questions
Direct to Consumer Advertising (Q9)
We included an open-ended question in the Introductory Workshop pretest and posttest
questionnaires as an ice-breaker and to assess participants’ views on TV ads for
prescription drugs.
Q9: The FDA requires companies to mention potential risks when companies
advertise their drugs on TV or magazines. Are those warnings helpful to patients?
How would you improve them?
Most participants said that the warnings were not helpful. Some participants stated that
these ads should be banned. However, a few participants said the warnings were helpful
and allowed patients to make an informed decision about the risks and benefits of drugs
before taking them.
After the workshop, most participants did not change their views on this topic, but their
responses tended to reflect what they had learned during the Workshop.
Here are examples of suggestions to improve warnings from the Pretest:
Participant A, Pretest: Yes, they are helpful to patients. It allows the patient to be a
part of the decision whether the drug is right for them. I would like the risks to be a
larger part of the ad, but since the object is to sell the drug, this is not acceptable.
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Participant B, Pretest: I believe mentioning risk for drugs advertised on TV is very
helpful in educating someone about the possible dangerous side effects of a drug. I
would improve the advertisements by adding more air time for more ads & saturate
the public about a dangerous drug.
Here are examples of suggestions to improve warnings from the Posttest:
Participant A, Posttest: Yes, It helps patients to question whether the drug might be
right for them. I would like to see how the risks affect the different categories of
patients studied.
Participant B, Posttest: Require the company to list the percentage of patients with
side effects. Require benefit to be specified – “average 26 minutes of more sleep a
night.”
FDA Approval Too Fast or Too Slow? (Q10)
In the Introductory Workshop pretest and posttest
questionnaires, we also asked patients whether
drugs are approved too quickly or too slowly.
As expected, participants expressed differing views
on this issue, often pointing out that the process
can be too slow for those waiting on treatments for
life threatening diseases but too fast for medical
products that are not adequately tested. Some
participants reported that they did not have enough
information to answer this question. Many
participants demonstrated their understanding of important issues, such as subgroup
analysis.
Q10: Do you think the FDA approval process is too fast or too slow? If you have an
opinion one way or another, explain why you believe that to be true.
Here are some examples of responses from the Pretest:
Participant A, Pretest: “I don’t feel like I personally have the knowledge to answer, but
from what I do know (especially with how the government works) I’d lean to the side
of too slow.”
Participant B, Pretest: “Depends on the population – for the general population the
FDA approval process is probably ok. However for patients with rare disorders, the

10

process may not be fast enough to help patients – these are the patients who would
benefit most from surrogate endpoints and biomarkers. They are also the patients who
are more willing to accept a higher level of risk since their disorders are fatal.”
Here are some examples of responses from the Posttest:
Participant A, Posttest: “I think it should take however long is needed to get quality,
telling data. Sample size, subgroups, etc. all need to be taken into account.”
Participant B, Posttest: “Depends on the product and the disease/patient population.
For patients who are desperate with life threatening diseases (patients who may be
willing to accept more risks) the current approval process may be too slow but FDA
cannot ignore patient safety or the safety of a medication in order to approve a
medication faster. Delicate balance between safety (benefits) or new meds for life
threatening medical conditions and the risks of these meds. Sometimes the natural
progression of a life-threatening disorder may be better than a drug approved too
quickly.”
Questions to Ask a Doctor Concerning Clinical Trial Participation? (Q10)
In the Advanced Workshop posttest, we asked
participants what questions are important for a
patient considering participating in a clinical trial to
ask their doctor.
Participants expressed somewhat similar views on
the topic. Overall, they were concerned about the
risks of the drug, how extensively the drug had been
tested, and how patients would be compensated.
Participants expressed comprehensive understanding
of the clinical trial process including different phases,
qualifications for studies, and potential of financial
cost to participants.
Q10: Do you think the FDA approval process is too fast or too slow? If you have an
opinion one way or another, explain why you believe that to be true.
Here are some examples of responses:
Participant A, Posttest: “What is the cost of the study (time, travel, etc), who’s
responsibility to pay for additional medical costs, and what is the study protocol”
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Participant B, Posttest: “Will the patient be taken care of if harmed (medically or
financially), is this a phase 1, 2, or 3 clinical trial, and will travel be covered”

Participants’ Evaluation of Workshop
We asked participants to anonymously fill out
evaluation questionnaires of each
speaker/panel and of the workshop in
general (see Appendix F). Participants rated
the first day of the workshop at the beginning
of the second day. They rated the second day
at the conclusion of the workshop. The last
evaluation included questions about the
workshop overall and whether participants
were interested in joining the USA Patient
Network. The evaluations were scored on a rating scale from 1 to 5, with 1 being “not at all
helpful” and 5 being “very interesting or helpful.”

Summary of Participants’ Evaluation of Workshop
●

●

●
●

●

The workshop and speakers/panels in general were rated very highly. The overall
evaluations had an average score of 4.8 on a scale from 1 to 5, with 1 being “not at
all helpful” and 5 being “very interesting or helpful.”
Participants reported that it was important to learn how the FDA works and stated
that they learned valuable information from this workshop that they wanted to
share with other patient partners.
Participants benefited from the small group activities and appreciated the high level
of interaction and lively discussion with other participants and NCHR staff.
Participants reported that they thoroughly enjoyed participating in the “Mock FDA
Advisory Committee Meeting” and that it was an excellent learning tool that allowed
them to understand issues that may arise at a real meeting. This activity allowed
participants to act as “committee members” for a reenactment of the real life
meeting for the approval of Belsomra (a sleeping pill that FDA subsequently
approved and is now widely advertised on TV).
Ratings for individual speakers/panels are presented in Table 5
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Table 5: Presentation and Workshop Average Ratings

Friday

Saturday

Overall

Workshop Session
1. Advocacy Matters
2. FDA Standards : What You Need to Know as
an Advocate
3. Introduction to Clinical Trials
4. The Importance of Sex, Race/Ethnicity & Age
When Treatments are Studied
5. FDA Opportunities for Patients: Q & A
1. Opportunities for Patient Engagement at the
FDA and NIH
2. Patient Panel: How Advocates Have Reached
Out to FDA and Researchers
3. Mock FDA Advisory Committee Meeting
4. How You Can Get Your Voice Heard at the
FDA
5. Discussion: Vision for the USA Patient
Network
Speakers/Moderators as a whole?
Workshop as a whole?

Average
4.8
4.8
4.6
4.7
4.8
4.7
4.6
4.8
4.7
4.6
4.8
4.8

Panel Evaluations
1. “Advocacy Matters” Patient Keynote (Desirée
Walker, Kim Witczak, or Jeremy Lew)
Participants found Desirée to be very inspiring and
motivating. Many of the participants reported her talk
was “powerful, knowledgeable, and helpful.”
Participants found Kim to be very inspiring and shared
that her story was compelling.
Participants found Jeremy’s story to be empowering.
Respondents noted that his engaging presentation
generated useful reflection about patient advocacy and
off-label use.
Average Rating: 4.8
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2. “What you Need to Know About FDA Standards” by Diana Zuckerman, PhD,
President of the National Center for Health Research
Participants found Diana’s talk to be very informative and eye opening. They
reported they were amazed by the information shared and the lack of safety and
effectiveness criteria for many medical devices.
Average Rating: 4.8
3. “Introduction to Clinical Trials: What You Need to Know as an Advocate” by
Margaret Dayhoff-Brannigan, PhD, Miara Jeffress, PhD, or Megan Polanin, PhD,
National Center for Health Research
Participants thoroughly enjoyed the presentation and the accompanying visuals.
Participants said they liked being involved in the activity and reported it was a great
way to reinforce the information. Participants said that “seeing the evidence, good
evidence, in making future treatment decisions was necessary, interesting, and well
presented.”
Average Rating: 4.6
4. “The Importance of Subgroup Analysis for SexRace/Ethnicity and Age” by
Lauren Doamekpor, PhD, Miara Jeffress, PhD, or Stephanie Fox-Rawlings, PhD,
National Center for Health Research
Participants reported this was an important topic for discussion. Many participants
enjoyed breaking into small groups to discuss subgroup analysis. Participants said
this talk was “fascinating” and appreciated the different perspective on how to look
at study results that they were previously unaware of.
Average Rating: 4.7
5. “FDA Opportunities for Patient Engagement” by Andrea Furia-Helms and Salina
Prasad, FDA Patient Representative Program and Patient Liaison Team
Participants were grateful for the opportunity to get first hand insight from FDA
representatives.
Average Rating: We changed the format to Q&A after the first workshop (which
scored 4.5) and the average score increased to 4.8.
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6. “Opportunities for Patient Engagement at the FDA and NIH” by Paul Brown or
Jack Mitchell, National Center for Health Research
Participants found Paul’s talk to be very helpful and provided valuable information.
Many participants said that he needed more time.
Participants said Jack’s presentation was “excellent and well-informed.” Many
respondents requested follow-up materials to pursue opportunities at FDA and NIH.
Average Rating: 4.7
7. “Patient Panel: How Advocates Have Reached out to FDA and Researchers” by
Katherine Leon, Rachel Brummert, Angela Lynch; or Mary Jackson, Jasmaine
McClain, Cal Pierce, and Penelope Burau
Participants loved hearing directly from other patient advocates and found their
stories to be encouraging, inspiring and motivating.
Average Rating: 4.6
8. “Mock FDA Advisory Committee Meeting Starring All of Us” Moderated by Diana
Zuckerman, PhD, President of National Center for Health Research
At least 5-10 patient partners role played in the Mock Advisory Committee meeting.
Whether or not they role played, workshop participants reported that they really
enjoyed having the opportunity to witness what an FDA Advisory Committee
Meeting can be like. Many said it was very helpful, provided real insight into the
process, and was a great way to learn.
Many participants loved this session and said that it could be a stand-alone training.
Average Rating: 4.8
9. “How You Can Get Your Voice Heard at the FDA” by Susan Wood, PhD, from
George Washington University
This panel was included in one of the Workshops. Participants really appreciated
hearing from Susan Wood and loved her presentation style and how she guided the
presentation based off of questions.
Average Rating: 4.7
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10. “Discussion: Vision for the USA Patient Network”
Participants said they were excited to discuss the plans and goals for the Network
moving forward.
Average Rating: 4.6
General Questions
11. Overall, how would you rate the speakers/moderators? Average rating: 4.8
12. Overall, how would you rate the Workshop? Average rating: 4.8
13. Would you like to continue to be involved in the USA Patient Network?
100% responded YES. All patient partners stated their commitment to staying
involved in the USA Patient Network as well as further collaboration with each other
and the National Center for Health Research.

Our Overall Performance Based on Participants’ Anonymous Evaluations
What We Did Well
Provided detailed explanations on the
FDA approval processes for new drugs
and devices.
● Answered questions with specific and
appropriate detail.
● Facilitated interactive and engaging
small group activities, discussions and
Q&A sessions with the experts.
● Encouraged collaboration between
advocacy groups. Many participants
expressed interest in continued support from NCHR.
●

Examples of comments from participants:
Participant A: “Words cannot express how helpful these two days were, the NCHR and
fellow attendees, excellent.”
Participant B: “Appreciate the time and effort to put this together-- one voice is
important but a set of collaborative voices is powerful, I think this was a wonderful
opportunity --2 days jam packed with helpful information.”
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Participant C: “Thank you for your leadership, vision, clarifying info, and network of
support.”
Suggestions for Improvement from Patient Partners (some of which were suggested
in early workshops and incorporated into later workshops)
Provide handouts on the FDA approval process and how to become involved with
the FDA.
● Provide more training on what methods work best for patients to get their voices
heard, and how they can be effective communicators.
● Provide more detailed information “about what we can actually do and how to do
it.”
● Provide more specific examples of where advocacy has made a difference and what
else patients can do.
●

Trainers’ Observations
The participants were actively engaged throughout the workshops, asking questions and
sharing their views. Participants displayed an eagerness to learn as much as possible to
better prepare them for advocacy work focused on patient centered outcomes research. All
four workshops seemed to empower and energize participants. The workshops provided
an environment to brainstorm about ways to work together or as individuals to share their
perspectives as patients regarding clinical trial design and outcome criteria to ensure safer,
more effective treatments. Participants were very motivated to actively participate in the
future and expressed interest in continuing to work with the National Center for Health
Research and as members of the USA Patient Network.

Follow Up and Advocacy Activities
We invited the new patient partners to join our listserv and mailing list for the monthly
newsletter. We also posted all of the materials from the workshop on the USA Patient
Network website under the tools section (www.USAPatientNetwork.org). The USA Patient
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Network website includes webinars, based on presentations and Q&A sessions from the
workshops. Many of the webinars are in the Members Only section of the website.
Following the workshops, The USA Patient Network members have become involved in
patient engagement opportunities at the FDA. They have been advocating for several
different issues, such as better informed consent based on patient-centered outcome
research. The USA Patient Network members sent an email letter to Salina Prasad and
Andrea Furia-Helms, from the FDA Patient Representative Program, to reiterate our
request that the FDA make patient safety a priority when the FDA requires data for
approval decisions.
Since the workshops, participants have engaged in advocacy work at the federal level. A
few examples of advocacy activities are below:
● Several members testified at the FDA Unapproved Uses of Approved Medical
Products Advisory Committee meeting on November 9-10, 2016. Participant
Jonathan Furman spoke at the FDA meeting on behalf of the USA Patient Network
about the need for informed consent regarding risks of off-label prescriptions.
● On January 6, 2017 Patient Network members provided comments to the FDA on
establishing the Patient and Care-Partner Connection Program.
● On June 12, 2017 the USA Patient Network wrote a letter to FDA in support of
establishing a new Office of Patient Affairs.
● On June 15, 2017 USA Patient Network members Jamee Cook, Chandra
DeAlessandro, and Raylene Hollrah met with Congresswoman Rosa DeLauro to
discuss the lack of safety data on implants and the need for the FDA to require
better research. These same USA Patient Network members also met with FDA
representatives to discuss better information for patients about risks of implants.

Overall Conclusions
The Patient Training Workshops provided an opportunity for patient partners with a wide
range of knowledge and perspectives to come together and learn more about comparative
effectiveness and the research criteria for medical product approval. Participants also
learned how they can have their voices heard by the FDA, NIH, and other agencies. The
project achieved all of the planned objectives and trained patient partners to be valuable
assets to researchers at federal agencies and medical centers to improve patient centered
outcomes research. This was shown by the statistically significant increase in knowledge
about research standards for drug and device approval and growing confidence that
patient partners expressed. The active engagement of participants following the workshops
indicates that the Workshops energized and empowered the patient partners.
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Appendix A: Agendas
Introductory Patient Training Workshop
FRIDAY, NOVEMBER 13
9:30 am – Breakfast
10:00 am – Welcome, introductions, and survey
Diana Zuckerman, PhD, NCHR President
Each participant will briefly introduce themselves by name, organization (if
relevant) and one sentence about what they hope to learn.
10:30 am – How I went from advocating for myself to advocating for others, to
advocating on a national level
Desirée Walker, Breast Cancer Survivor
Presentation and Q & A
11:00 am – How does the FDA make decisions to approve, rescind, or recall a medical
product?
Diana Zuckerman, PhD, NCHR President
Training and Discussion
12:30 pm – Lunch
1:30 pm – How does Consumer Reports evaluate the quality of medical products
and how are patients involved?
Victoria Burack, Health Policy Analyst at Consumers Union
Rex Johnson and Linda Radach, Safe Patient Project
Presentation and Q & A
02:00 pm – Engaging patients & stakeholders in research: the PCORI perspective
Michelle Johnston-Fleece, MPH, Engagement Officer at PCORI
Presentation and Q & A
02:30 pm – Patient Panel: How we reached out to the FDA and to researchers
Moderator: Diana Zuckerman, PhD
Patient Panel: Jeremy L., Kim M., and Katherine L.
03:30 pm – How can you become a patient representative at the FDA?
Andrea C. Furia-Helms and Salina Prasad, FDA Patient Representative Program
Presentation and Q & A
04:00 pm – Inside the FDA and how you can get your voice heard
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Susan Wood, PhD, Professor at the George Washington University
Presentation and Q & A
SATURDAY, NOVEMBER 14
09:30 am – Breakfast
10:00 am – Goals for the day and Research 101 for patient advocates
Margaret Dayhoff-Brannigan, PhD, NCHR Patient Network Project Manager
Training and Discussion
11:00 am – The importance of subgroup analysis for gender, race/ethnicity and age
Laurén Doamekpor, PhD, MPH, NCHR Public Health Analyst
Training and Discussion
11:45 am – The importance of patient advocates
Tim Horn, MPH, HIV Project Director of the Treatment Action Group
Susan Molchan, MD, National Physicians Alliance
Presentation and Q & A
12:30 pm – Lunch
01:30 pm – Opportunities for patient engagement at the FDA and NIH
Paul Brown, BA, NCHR Government Relations Manager
Tracy Rupp, PharmD, MPH, RD, NCHR Senior Fellow
Training and Discussion
02:15 pm – Final survey
02:30 pm – Videos of patient advocates and role playing exercise
Facilitated by: Margaret Dayhoff-Brannigan, Diana Zuckerman, Paul Brown,
Tracy Rupp, Desirée Walker, and Laurén Doamekpor
03:40 pm – Final words of wisdom
Diana Zuckerman, PhD, NCHR President
04:00 pm – Adjourn
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Advanced Patient Training Workshop
FRIDAY, JUNE 3
12:00

Lunch, Introductions, Rules for the Workshop, and Getting Started
Diana Zuckerman, PhD, NCHR President
After filling out the questionnaire, each participant will briefly introduce
themselves by name, organization (if relevant) and one sentence about what they
hope to learn.
Direct to Consumer Drug Ad Videos and Discussion: What do the ads say about
risks and benefits vs. what do they imply about risks and benefits?

1:30

What you Need to Know About FDA Standards: For Advanced Advocates
Diana Zuckerman, PhD, NCHR President
DTC ads vs. FDA pivotal studies
Training and Discussion

3:00

Break

3:15

Advocacy Matters
Desirée Walker, Breast Cancer Survivor
Presentation and Q & A

3:50

Understanding The Evidence For Good Treatments
Margaret Dayhoff-Branigan, PhD
Training and Small Group Discussion on different types of clinical trials, why the
number of patients matter, etc.

4:30

5:00

FDA Opportunities for Patient Engagement Q & A
Andrea Furia-Helms and Salina Prasad, FDA Patient Representative Program and
Patient Liaison Team
Patients and Reporters (Q & A)
Tom Burton, Wall Street Journal

5:30

Happy Hour

6:30

Dinner at 14k Restaurant at Hamilton Crowne Plaza Hotel

SATURDAY, JUNE 4
9:00 Breakfast
9:30 Envisioning Yourself as a Patient Advocate Leader
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10:00 Will this treatment work for me?
Miara Jeffress, PhD,
Presentation and Discussion of Results by sex, age, and race
11:00 Mock FDA Advisory Committee Meeting Starring All of Us!
Short presentations by staff and participants portraying FDA and Company
Sponsor, with all participants contributing to Advisory Committee discussion,
Public Comment period
Moderated by Diana Zuckerman, PhD, NCHR President
12:30 Lunch
1:00 The Reality and Fantasy of Participation in Clinical Trials
Tracy Rupp, PharmD
Diana Zuckerman on Expanded Access and “Right to Try” Laws
2:15 Final Survey
2:30 Discussion: Vision for the USA Patient Network?
Moderated by Diana Zuckerman and Kim Witczak
3:15 Adjourn
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Introductory Patient Training Workshop
FRIDAY, OCTOBER 14
9:00 am

Breakfast (yogurt, bagels, pastry, fruit, granola bars, coffee, tea, juice)

9:20

Welcome, Introductions, Survey, Rules for the Day, and TV Ad
Discussion
Diana Zuckerman, PhD, NCHR President
Each participant will briefly introduce themselves by name, organization (if
relevant), and one sentence about what their main interest is as a patient or
patient advocate
Our survey will help us know what you already know
TV ad will provide a context: What do you want to know about a medical
treatment?

10:30

Advocacy Matters
Kim Witczak, Woody Matters
Presentation and Q & A

11:00

What You Need to Know About FDA Standards
Diana Zuckerman, PhD, NCHR President
Training and Q & A

12:30 pm

Lunch

1:30

Introduction to Clinical Trials: What You Need to Know as an Advocate
Miara Jeffress, PhD
Presentation, Q & A, and Small Group Discussion

2:30

How You Can Get Your Voice Heard at the FDA
Susan Wood, PhD, Former Associate Commissioner for Women’s Health at FDA
Presentation and Q & A

3:15

Break

3:30

Patient Panel: How Advocates Have Reached out to the FDA and to
Researchers
Moderator: Diana Zuckerman, PhD
Patient Panel: Katherine Leon, Angela Lynch

4:30

FDA Opportunities for Patients: Q & A
Andrea Furia-Helms and Salina Prasad, FDA Patient Representative Program
and Patient Liaison Team
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SATURDAY, OCTOBER 15
9:00 am

Breakfast

9:30

The Importance of Sex, Race/Ethnicity, and Age when Treatments are
Studied
Stephanie Fox-Rawlings, PhD
Presentation and Small Group Discussion

10:30

Opportunities for Patient Engagement at the FDA and NIH
Paul Brown, NCHR Government Relations Manager
Presentation

11:00

Mock FDA Advisory Committee Meeting Starring All of Us!
Short presentations by staff and participants portraying FDA and Drug
Company, with Workshop participants role playing as Advisory Committee
members, Public Comment speakers
Moderated by “Mock Committee Chair” Dr. Diana Zuckerman, PhD, NCHR
President

12:30 pm

Lunch

1:30

Discussion: Vision & Action Plan for USA Patient Network
Planning Session/Discussion on the goals of the Patient Network and what
you would like to see as our goals and how to achieve them

2:30

Survey: What You Learned and What you Liked

3:00

Next Steps and Words of Wisdom
Diana Zuckerman, PhD, NCHR President
Q & A and Discussion

3:45 Adjourn
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Introductory Patient Training Workshop
FRIDAY, JUNE 2
9:00 am

Breakfast (yogurt, bagels, pastry, fruit, granola bars, coffee, tea, juice)

9:20

Welcome, Introductions, Survey, Rules for the Day, and TV Ad
Discussion
Diana Zuckerman, PhD, NCHR President
Each participant will briefly introduce themselves by name, organization (if
relevant), and one sentence about what their main interest is as a patient or
patient advocate
Our survey will help us know what you already know
TV ad will provide a context: What do you want to know about a medical
treatment?

10:30

Advocacy Matters
Jeremy Lew, spinal surgery patient
Presentation and Q& A

11:00

What You Need to Know About FDA Standards
Diana Zuckerman, PhD, NCHR President
Training and Q & A

12:30 pm

Lunch

1:30

Patient -Centered Outcomes Research Institute: Putting Patients First
Shivonne Laird, PhD , PCORI
Brief Remarks

1:45

Introduction to Clinical Trials: What You Need to Know as an Advocate
Megan Polanin, PhD
Presentation, Q & A, and Small Group Discussion

2:45

Patient Panel: From the Personal Level to Helping Make Bigger Changes
Moderator: Diana Zuckerman, PhD
Patient Panel: Cal Pierce, Jasmaine McClain, Mary Jackson, Penelope Burau

3:45

Break

4:00

The Importance of Sex, Race/Ethnicity, and Age when Treatments are
Studied
Stephanie Fox-Rawlings, PhD
Presentation and Small Group Discussion
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5:00

Q&A

5:30

Happy Hour

6:30

Dinner at 14k Restaurant at Hamilton Crowne Plaza

SATURDAY, JUNE 3
9:00 am

Breakfast

9:30

Opportunities for Patient Engagement at the FDA and NIH
Jack Mitchell, NCHR Government Relations Director
Presentation and Q & A

10:20

FDA Opportunities for Patients: Q & A
Andrea Furia-Helms and Salina Prasad Miller, FDA Patient Representative
Program and Patient
Liaison Team

11:00

Mock FDA Advisory Committee Meeting Starring All of Us!
Short presentations by staff and participants portraying FDA and Drug
Company, with Workshop participants and NCHR staff role-playing as
Advisory Committee members and Public Comment speakers
Moderated by “Mock Committee Chair,” Dr. Diana Zuckerman, PhD, NCHR
President

12:30 pm

Lunch

1:30

Discussion: Vision & Action Plan for USA Patient Network
Planning session/discussion on the goals of the USA Patient Network and
what you would like to see as our goals and how to achieve them

2:30

Survey: What You Learned and What you Liked

3:00

Next Steps and Words of Wisdom
Diana Zuckerman, PhD, NCHR President
Q & A and Discussion

3:45

Adjourn
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Appendix B: List of Workshop Participants

2
3

First
Name
Rasheeda
h
Dianne
Rick

4

Diana

1

Last Name

Issue

Hometown

Ahmad

Annie Appleseed, Breast Cancer

Washington, DC

Ammons
Ammons

Safety of hormonal birth control
Safety of hormonal birth control
Moms Against Medical Errors,
Patient Safety

Ewa Beach, HI
Ewa Beach, HI

Badie

Black Women’s Health Alliance

Philadelphia, PA

Bennett

Rare Diseases

Stamford, CT

Artemis

Falls Church, VA

6

MillicentImani
Lesley

7

Kat

Braeman

WomenHeart, Heart Disease

Washington, DC

8

Cynthia

Brown

WomenHeart, Heart disease

Franklin, TN

9

Rachel

Brummert

Quinolone Vigilance Foundation

Charlotte, NC

10

Michele

Buc

WomenHeart, Heart Disease

Nashville, TN

11

Penelope

Burau

Essure

Victoria, MN

12

Michael

Cammer

National Ataxia Foundation

Downingtown, PA

13

Sheila

Carpenter

14

Mary

Cavalieri

15

Julie

Cerrone

WEGO Health, Psoriasis

Bethel Park, PA

16

Joleen

Chambers

Dallas, TX

17

Julie

Childers

18

Candy

Ciamillo

19

Jamee

Cook

20

Chandra

DeAlessandr
o

21

Wendy

Dolin

Unsafe medical device
Our Bodies Ourselves, Women’s
Health
Breast Cancer
Breast Implant Victim Advocacy,
BIA-ALCL
Breast Implant Victim Advocacy,
BIA-ALCL
Medication-Induced Suicide
Education Foundation (MISSD)

5

Sisters Supporting Sisters, Breast
Cancer
National Patient Advocate
Foundation

Burtonsville, MD
Glendora, CA

Newton, MA
Lutherville, MD
Princeton, TX
Forney, TX
Chicago, IL
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22

Amanda

Dykeman

23

Robyn

Edwards

24

Veverly

Edwards

25

Ann

Fitzpatrick

26

Don

Flattery

27

Lisa

Freeman

28

Jonathan

Furman

29

Tegan

Gaetano

30

Marie

Garlock

31
32
33
34
35

Kristina
Rose
Jessica
Marian
Melanie

36

Preethi

37
38
39

Carole
Bonnie
Helen

Gehrki
Gerber
Gimeno
Goldberg
Goshgarian
Gowrishank
ar
Green
Guralnick
Haskell

40

Bridgette

Hempstead

41

Mary

Hesdorffer

42

Raylene

Hollrah

43

Janet

Holt

44

Jennifer

Horonjeff

45

Aaron

Horton

46

Kim

Hudak

47

Mary

Jackson

ASHES, Essure
Consumers Union Safe Patient
Project
Consumers Union Safe Patient
Project
WomenHeart, SCAD Alliance
Prescription Drug and Heroin
Abuse
Connecticut Center for Patient
Safety

Coal Valley, IL

Quinolone Vigilance Foundation

Richmond, VA

International Foundation for
Functional Gastrointestinal
Disorders
Safety of cancer drugs and other
pharmaceuticals
Patient Safety
Community Oncology Alliance
WEGO Health, Mental Health
Patient Safety (Mesh Implant)
Unsafe medical device

Memphis, TN
Memphis, TN
Arlington, VA
Fairfax, VA
Fairfield, CT

Milwaukee, WI
Durham, NC
Fairfax, VA
East Lyme, CT
Des Plaines, IL
New York, NY
Burlington, MA

Active Minds, Mental Health

Chapel Hill, NC

SHARE, Breast Cancer
Breast Cancer
Patient safety
Fred Hutch Cancer Research
Center, Breast Cancer
Mesothelioma Applied Research
Foundation
Just Call Me Ray Foundation,
BIA-ALCL
Medical Device Safety (Mesh
Implant)
Arthritis Foundation, Lupus
Research Alliance
The Mesh Warrior Foundation,
Medical Device Safety
Women Advocating for
Reproductive Safety
Breast Cancer

Bronx, NY
Pikesville, MD
Columbia, SC
Seattle, WA
Alexandria, VA
Hermann, MO
Floresville, TX
Sunnyside, NY
Dallas, TX
Lakewood, OH
Bowie, MD

28

48

John

James

Safe Patient Project

49

Rex

Johnson

Patient safety

50

Thelma

Jones

51

Tracy

Jones

52

Kevin

Kavanagh

53

Ramona

Koren

54

Erica

Lee

55
56
57
58
59

Jack
Katherine
Jeremy
Jannie
Randle

Lennon
Leon
Lew
Lindsay
Loeb

60

Mahshid

Lotfi

61

Angela

Lundberg

62

Angela

Lynch

63

Maryellen

Lyons

64
65

Joe
Jasmaine

Malone
McClain

66

Cynthia

McCrea

67
68
69
70
71

Meghan
D’Ann
Kim
Judy
Kari

Mimnaugh
Morris
Myers
Nash
Olson

72

Beverly

Pennington

73

Gillian

Phillips

74

Cal

Pierce

75

Casey

Quinlan

77

Linda

Radach

Thelma Jones Breast Cancer
Fund
Washington Advocates for
Patient Safety
Health Watch USA, Medical
Device Safety
PCORI, Diabetes
Fight Colorectal Cancer,
American Cancer Society
National Kidney Foundation
Heart disease
Medical Device Safety
Baptist Nursing Fellowship DC
PCORI CoPPiR
Consumers United for Evidencebased Healthcare
Arthritis Foundation, Drug Safety
ASHES, Medical Device Safety
(Essure)
Safety of hormonal birth control,
alternative treatment options
BirthControlSafety.org
Breast Cancer
National Alopecia Areata
Foundation
Peggy Lillis Foundation
UCLA, Cancer
Unsafe medical device
WomenHeart
Patient Safety
Medical Device Safety (Mesh
Implant)
Sarcoidosis
Thyroid Cancer Survivors’
Association
PCORI, CureForward, Society for
Participatory Medicine
Washington Advocates for
Patient Safety, Consumers Union

Houston, TX
Lake Forest Park,
WA
Washington, DC
Seattle, WA
Lexington, KY
Englewood, CO
Alexandria, VA
Cincinnati, OH
Alexandria, VA
Los Angeles, CA
Washington, DC
Denver, CO
Redmond, WA
Brooklyn Center,
MN
Marysville, CA
St. Mary's, MD
Dublin, CA
Washington, DC
St. Louis, MO
Cranston, RI
Los Angeles, CA
Wesson, MS
Lansing, MI
Watertown, MN
Roopville, GA
Fairfax Station, VA
Germantown, MD
Richmond, VA
Lake Forest Park,
WA
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78
79
80
81
82
83

Ritza
Ronald
Sandra
Tami
Leslie
Suzanne

TMJ Association
Prostate Cancer
Breast Cancer
PCORI, Heart Disease
Breast Cancer Action
MedShadow Foundation

Laurel, MD
Austin, TX
Silver Spring, MD
Ashland, MA
San Francisco, CA
New York, NY

PCORI CoPPiR

Denver, CO

Janet
Tess
Kirsten
Kaylee
Valerie
Betty
Lisa

Reese
Remke
Rice
Rich
Riddle
Robotti
SalazarRodriguez
Schiel
Schulman
Schultz
Silcox
Smith
Tonsing
Vega

84

Stephanie

85
86
87
88
89
90
91

Drug Safety
Medical Device Safety (Essure)
Arthritis Foundation
Breast Implant Illness
Rare Disease
National Consumer Voice
Breast Cancer

Chesterfield, MO
Clayton, NC
Madison, WI
St. Quincy, MA
Annandale, VA
Greenfield, IN
Staten Island, NY

92

Desiree

Walker

Patient Safety Advocate

New York, NY

93

Angela

Waller

Komen Chicago, Breast Cancer

Chicago, IL

94

Nicole

Weber

Breast Implant Illness

Tempe, AZ

95

Kathryn

Webster

WomenHeart

Overland Park, KS

96
97
98
99

Dru
Kim
Robert
William

West
Witczak
Wright
Yarbrough

Safety of hormonal birth control
WoodyMatters
Prostate Cancer
American Liver Foundation

100

Yanling

Yu

Patient safety

Petaluma, CA
Minneapolis, MN
Austin, TX
Durham, NC
Lake Forest Park,
WA

101

Jackie

Zimmerman

Girls with Guts, Inflammatory
Bowel Disease

Livonia, MI
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Appendix C: Original (2015) Pretest/Posttest
Questionnaire
1. When FDA approves a drug as safe and effective, what does that mean?
a) The drug does not seem to have any serious side effects.
b) The drug has benefits that outweigh the risks when used in the intended
manner.
c) Based on research on humans, the drug is proven effective for most patients.
d) The drug has been shown to work better than other available treatments for the
same illness or disease.
2. How are FDA standards for allowing medical devices to be sold different than for
drugs?
a) All drugs must be tested on people in clinical trials but most medical devices
do not have to be tested on people in clinical trials.
b) Standards for implanted medical devices are generally more stringent than for
drugs.
c) Standards for medical devices are the same as those for drugs.
d) The standards for FDA approval of drugs vary depending on how risky the drug is,
whereas the standards for medical devices are the same for all devices.
3. Why is a p-value important?
a) It tells us if a medical product will be approved by the FDA.
b) It tells us how important a medical product is.
c) It tells us the probability that a result is true or just happened by chance.
d) It tells us if a study needs more data.
4. What is a double-blind clinical trial?
a) Patients in the study do not know the purpose of the study.
b) The researchers do not know which patients are receiving the drug or medical
device being tested but the patients know.
c) Neither researchers nor patients know which patients are receiving the
medical product being tested and which are getting a placebo (sugar pill or
“pretend treatment).
d) The patients are given a drug but not told what the expected risks or benefits are.
5. What is a randomized controlled clinical trial?
a) A study of whether patients’ health improves after taking a new drug.
b) A study where patients randomly choose whether they receive the medical product
being tested or a placebo (no treatment).
c) A study comparing the health of patients who were randomly assigned to
receive a new medical product or not.
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d) The “gold standard” for research on human health and required by FDA for drugs
and devices.
6. What is a biomarker or surrogate endpoint?
a) A measurement that lets researchers know the study has ended.
b) Another name for a drug that is being tested.
c) A measurement that is believed to predict survival or improved health but
isn’t itself a measure of survival or improved health
d) A genetic test given during a clinical trial.
7. For patients, what is the advantage of studies that measure a surrogate endpoint
compared to one that measures patient health?
a) The clinical trial may be completed more quickly.
b) The drug will be safer and more effective.
c) The drug will be covered by most insurance companies.
d) The studies will be larger.
8. What is subgroup analysis?
a) A type of statistical analysis that evaluates how different types of people
respond to a medical product
b) A type of statistical analysis that is used to decide whether a medical product will be
approved by the FDA
c) A type of statistical analysis to determine how much money a medical product will
make annually
d) A type of statistical analysis to choose who will be included in a clinical trial
9. Below is a list of statements comparing pre-market and post-market studies.
Please review the statements and check all that are true. More than one answer may
be selected.
a) Pre-market studies are paid for by the manufacturer but post-market studies are
paid for by the FDA.
b) Companies have less incentive to complete post-market studies or make the
results public
c) Post-market studies always include a more diverse group of patients from the “real
world” not just those carefully selected for study.
d) Post-market studies are usually more scientific than pre-market studies
e) Post-market studies are often longer than pre-market studies.
10. A researcher says that a new medical product is significantly better than a
placebo. What can you conclude from this statement? More than one answer may be
selected.
a) The new drug is at least 15% better than the placebo.
b) The drug is probably better than no treatment at all.
c) The drug is better than older drugs already for sale.
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d) The drug probably helps patients live longer.
e) There is at least a 95% likelihood that the drug is better than placebo and less
than a 5% likelihood that the better results occurred “by chance.”
11. Please answer in 2-3 sentences
The FDA requires companies to mention potential risks when companies advertise their
drugs on TV or magazines/ Are those warnings helpful to patients? How would you
improve them?
12. Please answer in 1-2 sentences
Do you think the FDA approval process is too fast or too slow? If you have an opinion one
way or the other, explain why you believe that to be true.
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Appendix D: Revised Pretest/Posttest Questionnaire
1. When FDA approves a drug as safe and effective, what does that mean?
a) The drug has been shown to work better than other available treatments for the
same illness or disease.
b) The drug is proven effective for most patients.
c) The drug has benefits that outweigh the risks for most patients for the
approved use.
d) The drug does not have any serious side effects.
2. How are FDA standards for allowing medical devices to be sold different than for
drugs?
a) Standards for approving medical devices are the same as those for drugs.
b) All drugs must be tested on people in clinical trials but most medical devices
do not have to be tested on people in clinical trials.
c) Standards for approving medical implants are usually more stringent than for drugs.
3. Please identify the type of clinical trial in each description. The options are on the
right.
_e__ 1) A researcher studies the effect of a
new drug on one group of patients.
There is no comparison group.
_a__ 2) Patients are assigned randomly to a
treatment or control group, and
neither the researchers nor
patients know which group.
_c__ 3) A study compares the health of
patients who were randomly
assigned to take a new medical
product to those who were not
assigned to the new treatment. The
doctor and patients know which
treatment they are getting.

a)

Randomized double blind clinical trial

b)

Randomized single blind clinical trial

c)

Randomized controlled clinical trial

d)

Controlled clinical trial

e)

Uncontrolled clinical trial

4. What is a biomarker or surrogate endpoint?
a) A genetic test given during a clinical trial.
b) Another name for a drug that is being tested.
c) A measurement that lets researchers know the study has ended.
d) A measurement that is believed to predict improved health but isn’t itself a
measure of improved health.
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5. For patients, what is the advantage of studies that measure a surrogate endpoint
compared to one that measures patient health?
a) The clinical trial may be completed more quickly.
b) The drug will be covered by most insurance companies.
c) The drug will be safer and more effective.
6. Why is subgroup analysis important?
a) It evaluates how different types of people (sex, age, race, etc) respond to a
medical product.
b) It tells you if a medical product will be approved by the FDA.
c) It determines how much money a medical product will make annually.
7. Please identify which of these statements are true of pre- or post-market studies
on drugs and devices submitted to the FDA.
Answer with: Pre, Post, both or neither
____Both___ a) These studies are usually paid for by the manufacturer
__Neither _b) These studies are usually supposed to last at least 2 years
__Neither _ c) FDA requires these studies to show a clear benefit for women and men of
different ages
__Neither__ d) These studies must always compare a new treatment to an older treatment
8. A researcher says that a new medical product is significantly better than a placebo
at the p < 0.05 level. What can you conclude from this statement?
a) The new drug is better than older drugs already for sale.
b) The new drug probably helps patients live longer.
c) There is less than a 5% likelihood that the results showing the drug’s benefits
occurred “by chance.”
9. Please answer in 2-3 sentences.
The FDA requires companies to mention potential risks when companies advertise
their drugs on TV or magazines. Are those warnings helpful to patients? How would
you improve them?
10. Please answer in 1-2 sentences.
Do you think the FDA approval process is too fast or too slow? If you have an opinion
one way or the other, explain why you believe that to be true.

The Introductory Workshop questionnaire consisted of 8 multiple-choice questions, some
of which had multiple parts that tested knowledge on clinical trial design and standards

used in the FDA approval process. The question numbering in data analysis descriptions
corresponds to the question numbers from the revised questionnaires.

Appendix E: Advanced Workshop Questionnaire
When FDA approves a drug as safe and effective, what does that mean?
e) The drug has been shown to work better than other available treatments for the
same illness or disease.
f) The drug is proven effective for most patients.
g) The drug has benefits that outweigh the risks for most patients for the
approved use.
h) The drug does not have any serious side effects.
2. How are FDA standards for medical devices different than for drugs?
d) Standards for approving medical devices are the same as those for drugs.
e) All drugs must be tested on people in clinical trials but most medical devices
do not have to be tested on people in clinical trials.
f) Standards for approving medical implants are usually more stringent than for drugs.
g) The standards for FDA approval of drugs vary depending on how risky the drug is,
whereas the standards for medical devices are the same for all devices.
3. Please identify the type of clinical trial in each description. The options are on the
right.
_e__ 1) A researcher studies the effect of a
new drug on one group of patients.
There is no comparison group.
_a__ 2) Patients are assigned randomly to a
treatment or control group, and
neither the researchers nor
patients know which group.
_c__ 3) A study compares the health of
patients who were randomly
assigned to take a new medical
product to those who were not
assigned to the new treatment. The
doctor and patients know which
treatment they are getting.

a)

Randomized double blind clinical trial

b)

Randomized single blind clinical trial

c)

Randomized controlled clinical trial

d)

Controlled clinical trial

e)

Uncontrolled clinical trial

4. What is a biomarker or surrogate endpoint?
e) A genetic test given during a clinical trial.
f) Another name for a drug that is being tested in a clinical trial.
g) A measurement that lets researchers know the study has ended.

h) A measurement that is believed to predict improved health but doesn’t
measure improved health.
5. Why is subgroup analysis important?
d) It evaluates how different types of people (sex, age, race, etc) respond to a
medical product.
e) It tells you if a medical product will be approved by the FDA.
f) It determines how much money a medical product will cost patients.
g) It can be used to choose what outcomes will be studied in a clinical trial.
6. For patients, what is the advantage of studies that measure a surrogate endpoint
compared to one that measures patient health?
d) The clinical trial may be completed more quickly.
e) The drug will be covered by most insurance companies.
f) The drug will be safer and more effective.
7. Please identify which of these statements are true of pre- or post-market studies
on drugs and devices submitted to the FDA.
Answer with: Pre, Post, both or neither
____Both___ 1) These studies are usually paid for by the manufacturer
__Neither _ 2) These studies usually include patients with no other diseases.
__Neither__ 3) FDA requires these studies to show a clear benefit for diverse patients by
separately analyzing safety and effectiveness for women, men, older and
younger adults, and major racial groups.
8. ___False___ TRUE or FALSE: FDA must follow the recommendations of their advisory
committees.
9. A researcher says that a new medical product is significantly better than a placebo
at the p < 0.05 level. What can you conclude from this statement?
d) The new drug is better than older drugs.
e) The new drug probably helps patients live longer.
f) There is less than a 5% likelihood that the results occurred “by chance”.
g) The new drug is probably better than no treatment at all.

Appendix F: Evaluation of Patient Workshops
Please rate on a scale of 1 to 5 (with 1 being not at all helpful or interesting, and 5
being very helpful or very interesting) today’s sessions. Circle the number that
corresponds with your opinion of the sessions (including the discussion and presentations)
and provide comments about what you found most or least helpful, and what you would
have liked to learn more about.
1. “What You Need to Know About FDA Standards” by Diana Zuckerman, PhD,
President of the National Center for Health Research
1
2
3
4
helpful/ interesting)

5

(1 not helpful or interesting and 5 very

Comments?
2. “Advocacy Matters” by Jeremy Lew, Desirée Walker, and Kim Witczak
1
2
3
4
helpful/ interesting)

5

(1 not helpful or interesting and 5 very

Comments?
3. “Introduction to Clinical Trials: What You Need to Know as an Advocate” by
Margaret Dayhoff-Brannigan, PhD, Miara Jeffress, PhD, and Megan Polanin, PhD,
National Center for Health Research
1
2
3
4
5
(1 not helpful or interesting and 5 very
helpful/ interesting)
Comments?
4. “The Importance of Subgroup Analysis for Gender/Race/Ethnicity and Age” by
Lauren Doamekpor, PhD, Miara Jeffress, PhD, and Stephanie Fox-Rawlings, PhD,
National Center for Health Research
1
2
3
4
helpful/ interesting)
Comments?

5

(1 not helpful or interesting and 5 very

5. “FDA Opportunities for Patient Engagement Q& A” by Andrea Furia-Helms and
Salina Prasad, FDA Patient Representative Program and Patient Liaison Team
1
2
3
4
5
(1 not helpful or interesting and 5 very
helpful/ interesting)
Comments?
6. “Opportunities for Patient Engagement at the FDA and NIH” by Paul Brown and Jack
Mitchell, National Center for Health Research
1
2
3
4
helpful/ interesting)
Comments?

5

(1 not helpful or interesting and 5 very

7. “How Advocates Have Reached out to FDA and Researchers” by Katherine Leon,
Rachel Brummert, Angela Lynch; or Mary Jackson, Jasmaine McClain, Cal Pierce, and
Penelope Burau
1
2
3
4
5
(1 not helpful or interesting and 5 very
helpful/ interesting)
Comments?
8. “Mock FDA Advisory Committee Meeting Starring All of Us” Moderated by Diana
Zuckerman
1
2
3
4
5
(1 not helpful or interesting and 5 very
helpful/ interesting)
Comments?
9. “How You Can Get Your Voice Heard at the FDA” by Susan Wood, PhD, from the
George Washington University
1
2
3
4
5
(1 not helpful or interesting and 5 very
helpful/ interesting)
Comments?
10. “Discussion: Vision for the USA Patient Network”
1
2
3
4
helpful/ interesting)
Comments?

5

(1 not helpful or interesting and 5 very

11. Overall, how would you rate the speakers/moderators? 1

2

4

5

12. Overall, how would you rate the Workshop?

3

4

5

1

2

13. Would you like to continue to be involved in the USA Patient Network?
YES
14. Do you have any other comments or suggestions you would like to make?

NO

