Wilson Disease Externally-Led Patient-Focused Drug
Development (EL-PFDD) meeting

Meeting Date: January 29, 2026; Report Date: July 29, 2026

Online poll results are based on outcomes from the Wilson Disease Externally-Led Patient-
Focused Drug Development (EL-PFDD) meeting held on January 29, 2026. The final Voice of
the Patient report is available through the Wilson Disease EL-PFDD website.

These graphs include the responses from those living with Wilson disease, family members,
close friends, and other direct caregivers who chose to participate in online polling at the
January 29, 2026, meeting. The number of individuals who responded to each polling question
is shown below the X axis (n=x). The responses for these polling questions are not considered
scientific data but are intended to complement the patient comments made during and after the
meeting. Note that meeting demographics were dynamic and may have changed as more
individuals joined the EL-PFDD meeting.

Demographic Question 1: Are you:

Someone living with Wilson Disease 54%

Family member or close friend of someone

with Wilson Disease 46%
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Response options

Percentage of respondents who selected each option (n=41)
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https://wilsondisease.org/get-involved/events/drug-development-meeting/

Demographic Question 2: Where do you currently reside?

US Eastern time I 51%
US Pacific time I 15%
Europe I 13%
US Central time IS 8%
US Mountain time Il 5%

Response options

Canada W 5%
Other B 3%
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Percentage of respondents who selected each option (n=61)

At the time of polling there were no poll responses from Mexico, Central America, South
America and Caribbean, Asia or Middle East.

Demographic Question 3: What is your gender or the
gender of your loved one with Wilson Disease?

% Female I 49%
% Male I 49%
gPrefer nottosay M 2%
é Other 0%
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Percentage of respondents who selected each option (n=53)
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Demographic Question 4: What is your annual
family/household'’s income before taxes?

Less than $25,000 M 2%
£ $25,000 to $49,999 MEE—_N__8%
%3‘050,000 to $74,999 NN 8%
§$75,ooo to $99,999 NN 10%
S $100,000 or more I 54%
Prefer not to say N 18%
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Percentage of respondents who selected each option (n = 50)

Demographic Question 5: How old are you or your loved
one with Wilson Disease (or age they passed away)?

Less than 12 years of age I 12%

12-17 years of age I 12%

18-30 years of age I 18%

31-50 years of age I 29%
51+ years of age or older I 29%
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Percentage of respondents who selected each option (n=49)
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Demographic Question 6: At what age were you or your
loved one diagnosed with Wilson Disease?

Before birth (prenatal) Wl 2%
<1years of age Il 2%
1-5 years of age M 4%
6-11 years of age NN 17%
12-17 years of age IT——— 35%

Response options

18-34 years of age NGNS 23%
35 years of age or older NN 15%
Not sure / don’'t remember Wl 2%
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Percentage of respondents who selected each option (n=48)

Demographic Question 7: What type of Wilson Disease are
you or your loved one experiencing?

Hepatic (liver-focused) I 47%
Neurological (brain-focused) NN 23%
Psychiatric (behavioral-focused) 0%

A combination NN 25%

Response options

Unsure I 5%
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Percentage of respondents who selected each option (n=60)
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Poll Responses to Topic 1: Wilson Disease Symptoms and
Daily Impacts

These graphs include the responses from those living with Wilson disease, family members,
close friends, and other direct caregivers who chose to participate in online polling at the
January 29, 2026, meeting. The number of individuals who responded to each polling question
is shown below the X axis (n =x). For polls where the respondents could select more than one
response, the sum of the responses is greater than 100%. While the response rate for these
polling questions is not considered scientific data, it provides a snapshot of those who
participated in the Wilson Disease EL-PFDD meeting.

Q1. Which of the following Wilson Disease-related
symptoms have you or your loved one ever had? Select
ALL that apply

Fatigue/low energy 88 %

Liver disease (e.g., inflammation/hepatitis,
fatty liver/steatosis, cirrhosis)

Anxiety or depression NN 64%

Tremors, muscle stiffness, or gait/balance
problems

Weakness or loss of physical strength NN 62%

I 66%

I 64%

Nausea or vomiting NN 48%

Behavioral changes (e.g., personality I 47
changes, impulsiveness) 0

Response options

Pain I 45%

Issues with memory, processing
information, or ability to focus

Difficulty swallowing or choking NN 43%

I 45%

Speech difficulties NG 43%
Other NN 17%
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Percentage of respondents who slected each option (n=58)
Each respondent selected an average of 6.3 response options
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Q2. Select the most troublesome Wilson Disease-related
symptoms that you or your loved one have had. Select
TOP 3.

Liver disease (e.g., inflammation/hepatitis, I 47%

fatty liver/steatosis, cirrhosis)

Fatigue/low energy NN 42%

Tremors, muscle stiffness, or gait/balance
problems

Anxiety or depression NN 29%

P——— 37%

Speech difficulties NG 27%

Behavioral changes (e.g., personality
changes, impulsiveness)
Issues with memory, processing
information, or ability to focus

Nausea or vomiting N 16%

I—— 18%
P 16%

Response options

Pain N 15%
Other N 8%
Difficulty swallowing or choking Il 6%
Weakness or loss of physical strength 1l 5%
0% 10% 20% 30% 40% 50%

Percentage of respondents who selected each option (n=62)
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Q3. What specific activities of daily life are most important
that you or your loved one are NOT able to do or struggle
with due to Wilson Disease? Select TOP 3.

Eating and drinking I 41%
Restful sleep IR 37%

Managing school or work responsibilities NN 35%

Working out or participating in other
recreational activities

Maintaining social relationships NN 24%

A 33%

Communicating NG 24%
Walking/mobility NN 16%

Response options

Fine motor tasks (e.g., writing, typing) NN 14%
Other NN 14%

Driving or traveling independently I 8%

Independent self-care (e.g., bathing,

dressing, toileting) BN 6%

0% 5% 10% 15% 20% 25% 30% 35% 40% 45%
Percentage of respondents who selected each option (n=49)
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Q4. What worries you most about your or your loved one's
condition in the future? Select TOP 3.

Not knowing how Wilson disease will I 51
progress ¢

e e L Yy
stiffness, pain, fatigue) °

Worsening liver disease and possibly a I 44%

transplant
Loss of independence/inability for self-care NN 31%

Dying prematurely NN 26%

Cognitive or behavior changes affecting
judgment or personality
Losing speech or ability to swallow and
safely eat
Worsening depression, anxiety or
emotional distress
Inability to attend school or maintain
employment
Losing ability to walk or move
independently

I 24%
I 13%

Response options

1%
1%
B 10%

Other WM 6%

Inability to participate in social or family

0,
activities W 3%
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Percentage of respondents who selected each option (n=70)
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Poll Responses to Topic 2: Current and Future Approaches
to Wilson Disease Treatment

These graphs include the responses from those living with Wilson disease, family members,
close friends, and other direct caregivers who chose to participate in online polling at the
January 29, 2026, meeting. The number of individuals who responded to each polling question
is shown below the X axis (n =x). For polls where the respondents could select more than one
response, the sum of the responses is greater than 100%. While the response rate for these
polling questions is not considered scientific data, it provides a snapshot of those who
participated in the Wilson Disease EL-PFDD meeting.

Q5. What medications have you used to treat symptoms
associated with Wilson Disease? Select ALL that apply.

Penicillamine I 60%
Trientine or Cuvrior NG 60%
Prescription Zinc (Galzin) I 56%
Over-the-counter zinc (e.g. Gluzin) NN 51%

Anxiety or depression medications NN 27%

Gastrointestinal medications for vomiting
or nausea

Other medications NN 24%

P 24%

Response options

Pain management medications N 13%
Botox N 11%
Investigational medicine in a clinical trial M 9%
Seizure medications Wl 4%
Have not used medications B 2%

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

Percentage of respondents who selected each option (n=45)
Each respondent selected an average of 3.4 response options.
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Q6. Besides medications, what other approaches have
you used to help treat or manage the symptoms of Wilson
Disease? Select ALL that apply.

Low copper diet I 96%

Routine laboratory or clinical monitoring N 69%
Psychological therapy or counseling NN 40%
Physical therapy I 24%

Exercise or structured physical activity I 20%

Response options

Occupational therapy M 16%
Speech therapy M 16%
Mobility and positioning equipment Il 11%

Other T 11%

Feeding therapy or other nutritional

(o)
support . 7%
Liver Transplant = 0%

Not applicable — not using anything to

o)
manage symptoms 0%

0% 20% 40% 60% 80%

Percentage of respondents who selected each option (n=45)
Each respondent selected an average of 3 different response options.
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Q7. How well does your current treatment regimen
control your or your loved one's symptoms overall?

To a great extent N 54%

Somewhat I 40%

2%

2]

c

i)

a

(@]

o Very little Wl 4%
c

(@]

& Not atall M

i

Not applicable — not using anything = 0%

0%

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

Percentage of respondents who selected each option (n=52)

Q8. What are the biggest drawbacks of your current
treatment approaches? Select up to 3

Strict medication timing away from
meals/fasting

Side effects

Medication refrigeration and storage
requirements
Does not stop or slow disease
progression

Limited availability or accessibility

Not very effective at treating target
symptom(s)

Only treats some, not all, symptom(s)

Response options

Loss of effectiveness over time

Administration requires too much effort
and/or time commitment

Made symptoms worse
Other

Not applicable — not using anything

I 66%
——— 51%
P 27%

I 20%

— 17%

. 15%

. 15%

N 10%

N 10%

N 10%

N 10%

0%

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

Percentage of respondents who selected each option (n=41)
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Q9. Short of a complete cure, what specific things would
you look for in an ideal new treatment for Wilson
Disease? Select TOP 3.

Slow or stop disease progression I 70%
Ability to take medication without strict I 52%

fasting

Reduce treatment frequency (e.g., fewer D 48%

doses per day)

Improve or reverse neurological
P 9 P 38%

_é symptoms
s More durable effectiveness over time I 24%
[0}
2]
§_ Improved tolerability NN 20%
N
© Eliminate need for refrigeration or special
(h'e 0
storage R 14%
Improve specific activities of daily o
functioning W 10%

Other I 6%

Reduce monitoring and emergency o
interventions W 6%
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Percentage of respondents who selected each option (n=50)
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