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** Wes Michael founded Rare Patient Voice in 2013 to empower patients and
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family caregivers to share their voices through participation in research
studies. The RPV community has since grown to 145,000+.

The company has rewarded patients and family caregivers over $13 million
for taking part in research. Many have been recruited at in-person patient
events and through a referral program with patient advocacy and support
groups.

RPV now covers non-rare as well as rare diseases in the U.S., Canada,
U.K., France, Germany, ltaly, Spain, Australia, and New Zealand.
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In December 2023, Rare Patient Voice conducted a survey of 735 family
caregivers (loved ones helping with patient care) of people living with rare
diseases in the United States.

Questions pertained to how being a caregiver has impacted them emotionally,
financially, and in terms of their career, education, family life, and relationship
with medical professionals.

Also covered were their interest in clinical trials, the sources turned to for
information about rare diseases, and the tasks they perform.
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Rare Diseases Represented

* Dozens of rare diseases were represented.
« Many rare disease patients also suffer from non-rare conditions, which they also
listed.
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Gender of Caregivers and Patients

» Caregivers were overwhelmingly female.
» The patients they care for are fairly evenly split between male and female.

Caregiver Gender Patient Gender
0% g9 1%

l 46%

= Other = Male =Female Other =Male =Female

53%

91%
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Ages of Caregivers and Patients

* Most caregivers in our study were middle-aged.
« The majority of patients were children, but there were middle-aged and elderly
as well.

Q2. What is your Q3. What is your loved one's
age? age?
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Caregiver Tasks

» Most caregivers perform many tasks.

What are the primary caregiving tasks you perform? Please select all
categories that apply

Medication Management 91%
Housekeeping 90%
Meal Preparation 90%
Transportation 88%
Companionship 87%
Monitoring Health 79%
Safety 75%

Personal Care

Financial Management

Mobility Assistance

Advocacy

Specialized Care

Other

Cognitive Support

Assistance with Activities of Daily Living (ADLS)

6%
5%
5%
4%
10% 20% 30%

60%
51%
46%
44%

40% 50% 60% 70% 80% 90%

100%



Impact of Caregiving on
Finances/Career/Education

» Nearly two-thirds of caregivers have suffered a negative financial impact

due to their loved one’s rare

Q8. How your loved on

disease.

e’s rare disease has affected your

employment/education/career? (select all that apply)
- ________|] 63%

I am not nearly as financially well off

| was forced not to seek employment

| was unable to seek better employment
| borrowed money from family/friends

| was forced to work part time

| missed out on promotions

| was forced to stop working

| was unable to seek better education

| had to stay in a job | would rather have left
No impact on my employment/career
Other

| don’t/didn’t tell my employer

No employment/education/career issues

| was not hired because the prospective..

| obtained employment due to my loved one's
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Impact on Family Life

on family life.

» The time commitment is most often mentioned as having an impact

Q9. How has being the caregiver of a loved one with a rare
disease impacted your family life? (select all that apply)

Time commitment

Unable to pursue hobbies/favorite activities
Other

Brought us together as a family

Marriage had difficulties

Unable to spend time with other family...

Have to live in the location
Unable to travel

Intentionally had fewer children
Marriage failed

No Impact on family life

69%

50%
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38%
38%
30%
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» “Because my husband's multiple myeloma makes him immune-compromised, |
have been isolated since the beginning of the covid pandemic. We are still

living in a ‘bubble’.

Other Impacts on Family Life

> “Can't eat out at restaurants, difficult to travel or take vacations.”

> “My daughters schedule and needs are the first to go into our schedule, and all
over family and siblings needs trickle in. Sometimes it's hard to manage.”

> “My first marriage failed because my ex-husband could not/would not help.”

» “My husband and | have had to ‘divide and conquer’ parent so one parent could
be with our other children and one could be with my child with rare disease.”
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Other Impacts on Family Life (Continued)

"My own health has suffered due to taking care of my loved one.”

“We usually say ‘no’ to family events because of my loved one's rare
disease.”

“When we got married | thought | was going to have a different life with a
partner, not become like a mother to a 45 year-old.”

v WV VYV V

“Caring for my mom has negatively affected my friendships, especially
with people who have never had caregiving experiences. On the other
hand, | have developed new friendships with people who are caregivers.”

\ 4

“We adapt and make it work, but we are limited in our travel, food choices,
friends we keep, and time we have available.”
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Dealing with Medical Professionals

Q11. How has being the caregiver of a loved one with a rare disease
affected how you deal with medical professionals and others? (Select
all that apply)

| know more about my loved one's rare disease than... 79%
Keep up to date on developments 78%
People really don’t understand 76%
Traveled long distances to see a specialist 57%
Tired of explaining to people 54%
Tell medical professionals that they are wrong 48%
Encountered difficulties in accessing appropriate... 43%
Medical professionals don't believe me 42%
Carry medical records 36%
People think | use my loved one's rare disease as an... 28%
Other 4%

0% 10% 20% 30% 40% 50% 60% 70% 80% 90%
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Emotional Impact

Q10. How has being the caregiver of a loved one with a rare disease
affected you emotionally? (Select all that apply)

Anxiety I 73%
Caregiver burnout I 69 %
Emotional distress I 67 %
Isolated NI 59%
Depressed I 48%
Sought help for emotional/mental issues IITTETETEETEEEEEEEEENGNGNG—G_—G_—_—G—N=44%
Getting diagnosis made me feel better I——— 8 19%
Other mmm 7%
Not affected emotionally mmm 6%

0% 10% 20% 30% 40% 50% 60% 70% 80%
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“This was a horrible experience and highlighted that when you really need it most,
doctors and insurance companies are not there to help. You are left alone to figure out a
solution.”

Dealing with Medical Professionals

“I was accused of MSBP [Munchausen syndrome by proxy, a form of child abuse that
describes children whose parents or caregivers invent iliness stories and substantiate the
stories by fabricating false physical signs] when my daughter was younger.”

“I have felt as though | am threatened by medical providers if we do not provide care the
way that they want us to, even if the care they are suggesting is not the best care for our
loved one.”

“I have been rejected many times for appointments just for having Medicaid.”
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Dealing with Medical Professionals
(Continued)

» “l have learned to stand my ground, especially when medical
professionals have argued with me.”

» “I've had to change healthcare plans and multiple doctors and specialists
because they overlooked or disregarded my concerns for my loved ones
rare disease that were validated by another provider.”

» “I have met many compassionate researchers; without their efforts, much
healing would not come to pass.”

» “There have been times when the medical professionals just DON'T
KNOW what to do next as far as treatment goes.”
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» Family and friends provide emotional support for three-quarters of caregivers.

Sources of Emotional Support

Q12. Where have you found emotional support in your
role as a rare disease caregiver? (Select all that apply)
Family and friends I 77%
Social media NN 51%
Patient advocacy groups IS 51%
Professionals NN 33%
Faith/religion NG 22%

Other I 8%

0% 10% 20% 30% 40% 50% 60% 70% 80% 90%
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> “Dr. Google” is used as a source of information by more caregivers than health

care professionals.
Q13. Where have you gotten information about the rare

disease your loved one lives with? (Select all that apply)

Information Sources

Google 86%

Health care professionals 75%
Disease specific support groups 72%
Authoritative websites (NIH, CDC, etc.) 38%

WebMD 36%

Patient advocacy groups 32%
Pharma company websites 25%
Other 9%
Advertising 6%

0% 10% 20% 30% 40% 50% 60% 70% 80% 90% 100%
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Adequate Information

» Most caregivers tend to feel adequately informed about their loved one’s
condition and available resources.

Q14. Do you feel adequately informed about your loved one’s condition
and available resources?

21%

79%

No =Yes
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Clinical Trials

» Most patients have not taken part in clinical trials, but a majority would like to.

Q15. Has your loved one taken part in a Q15a. Would you like your loved one to take part in a
clinical trial? clinical trial in the future?

70%

No = Yes No =Yes
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> “Clinical trials are like rolling the dice: they may work, they may not. No point in
getting your hopes up.”

Why Not Take Part in a Clinical Trial?

» “His current treatment is working very well, so there is no need to be in a trial.”

> “I'm afraid of potential side effects not yet encountered
by new medications (long term).”

> “ltis a genetic condition. | don't see how it could be further helped.”

> “Most require needles often which he doesn’t do well with.”
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What Would Make Caring for Your bl

i ? -Rare!
Loved One Easier”

>  “Knowing how to set up people to care for her when | am gone.”

M«

» “Financial support.” “More money.” “Financial assistance.”

» “School healthcare providers and regular healthcare providers be more
knowledgeable.”

M«

> “More societal support and understanding of the role of caregivers.” “More

understanding from people around us.”

> “Ability to have a ‘break’ but have the patient with knowledgeable qualified
individuals.”



What Would Make Caring for Your
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Loved One Easier? (Continued)

» “Being paid to be a caregiver.”

> “Less general stigma about/othering of disability in society.”

» ‘“Easier to navigate transition to adult services.”

> “Doctors willing to collaborate with each other outside their specialty to offer the
best care and learn from each other.” “More specialists knowledgable about the
disease.” “Physicians that will accept they don’t know everything.”

» “Accessibility wherever we go and the ability to make our home more

accessible.”



Summary
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Rare caregivers are overwhelmingly female, most middle-aged, with
many caring for their children.

Their lives are significantly impacted by their role as caregiver, largely not for
the best, particularly in terms of career opportunities, finances, and the
emotional impact.

The time commitment of caregiving is noted as having the greatest effect on
their family life.

There are many ways rare caregivers' lives can be improved, with financial
assistance emerging as the most commonly mentioned.



For more information or to
request the study data:
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wes.michael@rarepatientvoice.com F<NE@E,

Visit us at
www.rarepatientvoice.com

Helping Patients and Caregivers Share Their Voices
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