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Methodological Issue  
Being Addressed
This poster applies FDA Patient-Focused Drug Development (PFDD) 
best practices, demonstrating how survey data from an Externally-Led  
PFDD (EL-PFDD) meeting that characterizes disease impacts and 
identifies priority outcomes for drug development in schizophrenia  
can be applied to support patient-focused clinical trial design.
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Introduction
PFDD is a systematic process for incorporating what matters to patients into drug 
development and evaluation. In 2022, the Schizophrenia & Psychosis Action Alliance 
and several partners convened the schizophrenia EL-PFDD meeting. A pre-meeting 
survey1 of diagnosed individuals and caregivers gathered insight into: (1) symptom 
burden/severity, (2) functional impacts, (3) reasons for treatment discontinuation, and 
(4) desired outcomes of future treatments. This abstract reports key survey findings 
and describes how, with the FDA’s PFDD guidance documents2, these findings can 
support patient-focused clinical trial development.
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R E S P O N D E N T  C H A R A C T E R I S T I C S

A total of N = 282 people with schizophrenia were represented in the 
survey, 96 by self-completed surveys and 186 via caregiver-completed 
surveys: their characteristics are presented in Tables 1-3. 

FDA’s Roadmap to PFDD in Clinical Trials (Figure 4) identifies how patient  
and caregiver perspectives – such as those collected in this PFDD meeting 
survey – can inform outcome measurement and, in turn, support patient-focused  
clinical trials. This data specifically can support conceptualization of clinical  
benefits by enhancing understanding of schizophrenia impacts and 
meaningful aspect(s) of health that patients and caregivers want to see 
improved by medical products. This, in turn, can support patient-focused 
clinical outcome measure selection and development for patient-focused 
clinical trials. Interestingly, two products for schizophrenia were approved by 
FDA after this meeting was held. While neither manufacturer acknowledged 
submission of this data in their NDA, FDA’s Integrated Review for Cobenfy 
indicates that the meeting report was considered in their review. 

Leveraging FDA’s PFDD Guidance, PFDD meetings, and qualitative and 
quantitative research enable people with lived experience and the advocacy 
organizations that serve them to move from gathering anecdotal experience  
to quantifiable data that supports patient-focused product development. 
These survey findings provide context for drug developers, regulatory 
agencies, clinicians, and health plans who are interested in understanding 
what matters most to people with schizophrenia and their caregivers. 
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CONCLUSION

Methods
Individuals eligible to complete the survey included adults with a diagnosis 
of schizophrenia diagnosed at least six months earlier and caregivers 
of adults with schizophrenia who could not complete the survey. 
Respondents must have lived in the United States and have reached 
the age of majority in their state or territory. Participants were recruited 
via outreach by Schizophrenia & Psychosis Action Alliance, American 
Foundation for Suicide Prevention, Mental Health America, National 
Alliance for Mental Illness and the National Council for Mental Wellbeing.

Survey data was descriptively analyzed and to identify burdensome 
symptoms and functional impacts as well as reasons for treatment 
discontinuation and desired treatment outcomes. This data was placed 
in the context of the FDA’s Roadmap to PFDD in Clinical Trials, which 
provides a practical algorithm for applying patient and caregiver 
perspectives to outcome measurement and, in turn, to support  
patient-focused clinical trials.

F I N D I N G S

Impacts of Schizophrenia on Daily Life 
People with schizophrenia and caregivers 
who responded to the meeting survey 
reported significant impacts on daily living 
covering work and education, relationships, 
responsibilities at home, and finances. 
(Figure 1) Caregivers consistently rated 
impacts as more significant than people 
with schizophrenia. Further, caregivers more 
frequently reported challenges associated  
with drugs and alcohol.

What Matters Most from New Treatments
There were a multitude of treatment needs 
communicated, including positive symptoms 
(i.e. preventing delusions and hallucinations), 
negative symptoms (i.e. improve motivation), 
cognition (i.e. improve concentration) and 
quality of life (i.e. enjoyment of daily activities). 
Both diagnosed individuals and caregivers 
assigned a high degree of importance to 
several specific traits (Figure 3). 

Demographic Characteristics Self-Completed (n=96) Caregiver-Completed (n=186)
Mean Age (Range) 56 (21, 80) 34 (18, 81)
Gender
Male 45 (47%) 133 (72%)
Female 44 (46%) 36 (19%)
Another identity 5 (5%) 3 (2%)
Prefer not to answer or unknown 2 (2%) 14 (8%) 
Race
American Indian or Alaska Native 1 (1%) 1 (1%)
Asian 8 (8%) 3 (2%)
Black or African American 3 (3%) 5 (3%)
White 71 (74%) 150 (81%)
Another Identity (includes Multiple Races) 11 (12%) 14 (8%)
Unknown 2 (2%) 13 (7%) 
Ethnicity
Hispanic, Latino, or of Spanish Origin 7 (8%) 16 (9%)
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Demographic characteristics of people with schizophrenia represented in 
survey sample (N = 282)

Employment/educational status and current living situation of people  
with schizophrenia represented in survey sample (N = 282)
Demographic Characteristics Self-Completed (n=96) Caregiver-Completed (n=186)
Employment Status
Full-time 21 (22%) 9 (5%)
Part-time 19 (20%) 21 (11%)
Actively looking 7 (7%) 2 (1%)
Not employed 32 (33%) 151 (81%)
Retired 13 (14%) 1 (1%)
Prefer not to say 4 (4%) 2 (1%)
Educational Status
Yes, full-time 3 (3%) 8 (4%)
Yes, part-time 11 (12%) 13 (7%)
No 82 (85%) 164 (88%)
Don't know 0 (0%) 1 (1%) 
Current Living Situation
Living independently, alone 30 (31%) 18 (10%)
A household with relatives or friends 56 (58%) 125 (67%)
Supervised group housing 3 (3%) 14 (8%)
Partially supervised group housing 0 (0%) 6 (3%)
Residential substance use program 1 (1%) 1 (1%)
Supportive housing 4 (4%) 7 (4%)
Long-term care facility 0 (0%) 3 (2%)
Correctional facility 0 (0%) 2 (1%)
Shelter 0 (0%) 1 (1%)
Currently without housing 0 (0%) 5 (3%)
Unknown 2 (2%) 4 (2%) 
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Demographic Characteristics Self-Completed (n=96) Caregiver-Completed (n=186)
Insurance Coverage
Employer-sponsored health insurance 25 (26%) 40 (22%)
Commercial health insurance obtained through the 
marketplace 

9 (9%) 11 (6%)

Medicare 44 (46%) 68 (37%)
Medicaid 31 (32%) 92 (50%)
Short-term disability insurance 3 (3%) 0 (0%)
Long-term disability insurance 4 (4%) 7 (4%)
Other, please specify: 9 (9%) 24 (13%)
None 3 (3%) 7 (4%)
Prefer not to answer or unknown 6 (6%) 14 (8%) 

Insurance coverage of people with schizophrenia represented  
in survey sample (N = 282)
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Effect of schizophrenia on ability to perform key 
aspects of daily living. 
Survey questions: Since you first started experiencing symptoms 
of schizophrenia, has your ability to do the following changed? 
Caregiver Version: Since the person you care for first started 
experiencing symptoms of schizophrenia, has their ability to do  
the following changed?

 Caregiver-completed surveys (n=186)     Self-completed surveys (n=95) 
Average effect (0=No change, 3=Worsened significantly)

0 0.5 1 1.5 2

Cope without alcohol or drugs

Manage your finances

Manage your responsibilities at home

Perform in school

Maintain relationships

Perform at work
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Medication Discontinuation
Weight gain was the most common side effect 
leading to medication discontinuation for people 
with schizophrenia (66.3%); other frequently 
identified side effects included movement 
effects (48.2%), “feeling flat” (44.6%), and 
sexual problems (33.7%). For caregivers, the 
most common side effect leading to medication 
discontinuation was “feeling flat” (57.0%); other 
frequent issues were movement effects (46.1%), 
weight gain (43.4%), and sexual problems 
(26.1%). Additional data is shown in Figure 2.

Reasons for discontinuing medications prescribed  
to treat schizophrenia.
Survey questions: Have you ever quit taking a medication 
prescribed to treat your schizophrenia for any of the following 
reasons? Check all that apply. Caregiver Version: Has the person 
you care for ever quit taking a medication prescribed to treat  
their schizophrenia for any of the following reasons? Check all  
that apply.

2A. ��Side-effects leading to discontinuation 

 Caregiver-completed surveys (n=165)     Self-completed surveys (n=83)   

% of question respondents reporting

2B. ��Reasons for discontinuation not related to side effects 
 Caregiver-completed surveys (n=165)     Self-completed surveys (n=83)   

% of question respondents reporting

0% 10% 20% 30% 40% 50% 60% 70%

It prompted loss of my menstrual period

It caused breast lactation

It caused sexual problems

It caused me to feel flat

Movement effects (tremor, stiffness, agitation)

Weight gain

0% 10% 20% 30% 40% 50% 60%

My medication regimen was too complicated

My symptoms resolved

It was not covered by my insurance

Other - Write In

Did not effectively treat symptoms

F I G U R E  2

Desired outcomes of future treatments  
for schizophrenia. 
Survey questions: When thinking about new treatments for 
schizophrenia, how important is it that they… Caregiver Version: 
When thinking about new treatments for schizophrenia, how 
important to them would it be that treatments…

 Caregiver-completed surveys (n=184)     Self-completed surveys (n=96) 

Average Importance (0=None, 3=Very)

0.0 0.5 1.0 1.5 2.0 2.5 3.0

Prevent involuntary movements

Reduce agitation

Help you feel energized

Improve your memory

Make decision-making easier

Improve motivation

Improve your concentration

Make it easier to maintain relationships

Improve your ability to pay attention

Help you enjoy daily activities

Prevent hallucinations

Prevent delusions
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Roadmap to Patient-Focused Outcome Measurement in Clinical
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