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What Does “Quality of ALHIL -

When too little sugar buris, we help.”

Y

Quality of Life = QoL

World Health Organization: An individual's perception of
their position in life in the context of the culture and value
systems in which they live and in relation to their goals,
expectations, standards, and concerns
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Why Do We Care About Q

 Quality of Life (QoL) differs for every family
 Sleeping through the night
* Treatments that do not cause pain

* Transitioning to school — academically, socially,
developmentally

* Considering impact of puberty, child-bearing

* Financial cost of healthcare

What does a good quality
of life look like to you?

To your family?




How Do People with H ALHIL =
Parents/Caregivers Fe

n too little su

{ What matters to you? }

What causes your quality of life
to decrease”?

What makes your quality of life
improve?




What is QOL data use

4 N

Developing new treatments
Change in QOL tells us if treatment is effective,
beyond biomarkers and glycemic control

o )
4 N

Coverage & Access to new treatments
Improvements in QOL compared to existing
freatments can support getting new drugs

covered by insurance

o )

Support & Advocacy Documents

By letting us know what the most pressing
issues are to your family, we can develop
resources to support your family
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HI Global Registry (HIG AHL =
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2 surveys g Participant N ( Caregiver A
focused on Quality of Life Quality of Life HYPE
Quality of Life People with HI Parents/Caregivers AT
(Qol) age 14+ years of people with HI
8 J J

Aspects of Quality of Life also captured in many other
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surveys
The HI Global Registry surveys allow us to > NI
assess:
Where needs are being met HI GLOBAL

REGISTRY

ll I Where gaps exist

What changes may or may not make an
<_ impact on the lives of those living with HlI
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VfH//z, HIGR QOL Surveys cover a
.\ range of topics, including:
w1 =< e Health In general, how would you rate the support you receive from
@ I \ 2d ~ . ealthca profesm' ? %
Z\\\ 1Y "" « Social support " N nalet
‘ ,', @ ¢ SChOOI / WOI’k , Excellent
« Medical care *
HI GLOBAL -
REGISTRY * And more! . Very Good
) Geod
Most questions rates on a subjective scale — no @ Falr
right or wrong answers! .
Every question has a “Prefer not to answer” () Prefer not to answer

option. You do not have to share anything you are
not comfortable sharing.
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Do you feel that your life is ruled by AL wou e SVOR
your HI? (n = 52) * Physical health? (n = 52)
' « Mental health? (n = 52)
& J J
40% . o
54% 35% 40% 3795 0K
) 31%
g So% 25% @ 30%
.% § 25% 23%
£ 20% 17% S 20% 17%
o 2% 12% &
2 1no - 12% .
10% > 10% 10%
0% 4% 4%
0% : 0% | ] 0% 0%
A' ways Cluite D#en Never Excellent Good Poor
Over half (54%) of participants with HlI * 1.in 4 participants rated their
feel that their life is ruled by their HI physical health as fair or poor
* 1.in 3 participants rated their
“Participant” = person with HI health as fair or poor

Participant QOL is assigned to all participants > 14 years old 7
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Is the participant capable of performing most relationship
behaviors as peers of the same age? (n = 262)

6% 25% [ \
. 19% Difficulties performing
20% 17% 179 relationship behaviors are
o evident in some younger
13% _
13% children and become
9% more common in older
29% 50 " \ children and teens /

0%

% Participants

<1 79 10-13 14-17 18+

" At peer level or above Participant Age (years)

Variable
.~ Below peer level
Unsure / Unknown “Participant” = person with HI




Parent Mental Health
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Do you (as the caregiver of the participant with HI)
feel your physical / mental health has suffered from
caring for the participant with HI? (n = 229)

Many parents report that
their mental health has

40%
37% 73%
32%

30%
., 26%
E_) 23% 200,
S 20% pO%
©
@
> 13% 12%

10% 9%

7%
)1y3|cal Health 090%

Menﬁb”@taﬂh Somewhat Very Much

suffered

“This journey has also taken a
personal toll, straining my marriage to the
point of divorce and leaving me as the sole
caregiver and provider. The isolation can be
heavy at times, and balancing my child's
emotional challenges while staying
motivated isn’t always easy. But every day, |
do my best to keep moving forward.”

- Parent of an 8-year old child with HI
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Ability to Trust Others

C LightCure
\
Do you feel comfortable allowing others to Most parents of young children
care for the participant without you being do not feel comfortable leaving
present (i.e. babysit)? (n = 70) participant with others, but
- / parents of older children are
% more comfortable with this
60% 68%
o 45% 64% age: 10-17 age: 0-9
2 years years _ _
> “I take him with me most places,
§’ 30% some people are afraid to
S babysit him and would even say
o2 15% that they prefer to babysit my 2-

year-old daughter rather than

7

him”.
Aways Quite-Gften evel - Parent of a 4-year-old child
with HI

0%

0-3 years 4-9 years 10-17 years
Caregiver QOL is assi&'?\ezd %c? L\II caregg\l;]erzs:}%zarents of rggo?)lyveith HI




Sleep Quality
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On average over the past 6 months, how would you
rate the quality of the participant’s / caregiver’s
sleep?

On average over the past 6 months,
how many times do you wake up in the

night for Hl-related reasons? (n = 37)

50% 46% 40%

30%

% Respondents
% Respondents

Very good Acceptable Veky=peer
M Participant (n=39) Caregiver (n=37)

38% 339, 5% 35%
24%
25% 199, 20%
15%
13% 10%
5% 3% 30/5%
0% . 7 09%d0% 0%

38%
32%

22% 22%
8°/o
5% 5%
3°/o 3%
I 0% 0% B 0% I
] .

76910+

Average number of wakes each night
for Hl-related reason
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Change over Time { 4 N BHLE-

* Things affecting Quality of Life change over time Gabriel, 6 months
« Change in HI management
« Change in life stage

« Change in family priorities

How has your Quality of Life

changed over the past year?
The past 5 years?

The HI Global Registry (HIGR) Quality of Life surveys
are assigned every 6 months

* Allows us to track changes in QoL over time

* Allows us to match changes in key HI
management events to changes in QoL Gabriel, 6 years




Change over Time ALAHL
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Diaanosed Stopped diazoxide,
witi HI & Started started lanreotide Started
feeding Daycare Started using
startgd therapy  Parent started CGM

dlazoxide . new job Unplanned New

Struggled with hospitalization sibling

starting solids P l

! ! ! !

—rtt4 >

Born ‘ 6 months ‘ 1 year ‘ 1.5 years ‘ 2 years ‘ 2.5 years
Joined
5 eEr, \ L LU LU LU }

Rich insight into how changes in HIi
management affect overall quality of life for HI

, families
v Time to Say HI! “t Participant Appreciation Program

v Quality of Life ) m Survey completion gift (if all surveys completed)
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Final Message

* Quality of Life is different for every individual and

every family . SR
* Information about Quality of Life is critical to inform fami|y's
drug development and advocacy initiatives el
| | experience
* HIGR provides a way for you to share what is most :
impactful to you and your family with
* Quality of Life changes over time - important to hyperms"'hmsm
keep completing surveys over time could help find a cure.
Sign up for the HIl Glotal Registry today of
}1(\jl()()()ll%:‘t_)}\!“,'.(}I(\]

Share your story W
. tcoiornv Join the HI Global Registry! i e
z” www.higlobalregistry.org

) HI GLOBAI




