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MY MESSAGES TODAY 3

What are PROMs.

How does the individual benefit.

How does the healthcare system benefit.
Implications for rare diseases.
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WHAT ARE PROMS

PROMs= Patient-Reported
Outcome Measures.

They are questionnaires that
collect health outcomes
directly from the people who
experience them.
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WHAT ARE PROMS

PROMs are part of the Value-
based healthcare framework.

Value-based healthcare aims
at restructuring the system

towards an outcome-based and
patient-centric one.




Why do we need PROMs ?

They add valuable information on
the patient perspective.




Challenges

1 4

3
A

Disposition

Biological
Psychological
Social

Human ecosystem

Functionality

Behaviour
Psychological
Neurological
Immunological
Hormonal
Cellular




Human ecosystem

Challenges

1 4

3
A

Disposition /

Biological
Psychological
Social

Functionality

Behaviour
Psychological
Neurological
Immunological
Hormonal
Cellular

N\

PROMs
show
Quality of
life




INDIVIDUAL PROMS

Benefits of using PROMs

In oncology there is good evidence that PRO
monitoring helps patients.
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INDIVIDUAL PROMS

In oncology there is good evidence that PRO monitoring helps patients
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Basch, E et al J Clin Oncol. 2016 Jun 20:; 34(18):2198
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INDIVIDUAL PROMS

In oncology there is good evidence that PRO monitoring helps patients 3

Monitoring with PRO led to a
significant reduction in
unplanned emergency room
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Basch, E et al J Clin Oncol. 2016 Jun 20:; 34(18):2198
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If PROMs are collected in a
standardised way, there are
multiple stakeholders who benefit.




PROMS AND THE HEALTH ECOSYSTEM
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Practical implications and
challenges in rare diseases.




Practical implications and
challenges in rare diseases.

Disease heterogeneity and smaller
patient population.




PRACTICAL IMPLICATIONS

Types of questionnaires

e Generic, overall health
e Condition-specific if
applicable

Whittal A, Meregaglia M, Nicod E. The Use of Patient-Repaorted Outcome Measures in Rare Diseases and Implications for Health Technology Assessment.
Patient. 2021 Sep;14(5):485-503. doi: 10.1007/540271-020-00493-w. Epub 2021 Jan 19. PMID: 33462774; PMCID: PMC8357707.
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PRACTICAL IMPLICATIONS PROMIS-29 Profile v2.0

Exa m p le P RO M I S 2 g q u es ti 0 n n a i re Please respond to each question or statement by marking one box per row.

Without With a With With
Physical Function any little some much Unable
difficulty difficulty difficulty  difficulty to do
ooy Are you able to do chores such as O O O O O
vacuuming or yard work?...........c.ccecevenene 5 4 3 2 1
. Are you able to go up and down stairs at a O O O O O
Based On the domalns Of health that are relevant normalpace? .............................................. 5 4 3 2 1
. orazs Are you able to go for a walk of at least O O O O O
to capture life. e E 3 : 5 i
FrASS Are you able to run errands and shop?...... E‘ E‘ E‘ E‘ I?
* Self reported (or parent reported) measures on Anxiety
. . . . . In the past 7 days... Never Rarely Sometimes Often Always
hysical function, anxiety, depression, fatigue
phy . ’ ) Y P L gue, D B 1R | L] L B L] L
sleep disturbance, social participation and
. . . . I found it hard to focus on anything other O O O O O
pain (interference & intensity) OO AN Y AIXELY oo 1 2 : : ;
FANE - My worries overwhelmed me.................... I? E‘ E‘ I}' E‘
EOANSS L T £Rlt UNCASY .vvevveeeeeeenieieieiesiesee e eaeeaeeiees U O O O 0
1 2 3 4 5
Depression
In the past 7 days... Never Rarely Sometimes Often Always
eooepos ] felt WOIthIESS ....eveveeveieiirieiirieicicieeeiees 0 [ [l [l O
1 2 3 4 5
eooepos | felt helpless....ooveeeienierienienieesieee e o Ol Ll [ 0
1 2 3 4 5
eooer2s [ felt depressed......oveveeerverienienienieeeeeenens o O O 0 0
1 2 3 4 5
eooerat | felt hOPEleSS....eeveeeieieieiesieiecieee e 0 O O 0 O
1 2 3 4 5
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[ Thinking about the last week... J

never seldom quite often  very often always
P R A C T | C A L | M P L | C AT | 0 N S 4 H hild felt d? never seldom quite often very often always
. as your cnl elt saa- O O O o O
KI dsscreen 5 Has your child felt so bad that he/she never seldom quite often very often always
" didn’t want to do anything? O @) O O O
never seldom quite often very often always
6. Has your child felt lonely? o O ] to WOI O
7 Has your child been happy with the never seldom quite often  very often always
. " way he/she is?
Based on the domains of health that are relevant y ® = = = e
to capture life.
. s 1) )
* Self reported (or parent reported) measures on 3. Family and Your Child’s Free Time
physical well-being, psychological wellbeing,
autonomy and parent relations, peers and [ Thinking about the last week... ]
social support, school environment never seldom  quite often  very often always
1 Has your child had enough time for never seldom quite often  very often always
" him/herself? O O @) O O
Has yOUf child been able to do the never seldom quite often very often always
2. things that he/she wants to do in ' -
his/her free time? O O O O O
3. Has yOUf child felt that his/her never seldom quite often very often always
parent(s) had enough time for ' '
him/her? O O O O O
4 Has your child felt that his/her never seldom quite often very often always
" parent(s) treated him/her fairly? O O O O O
Has Ll child been able to talk to never seldom quite often  very often always
5 ?;ilher parent(s) when he/she wanted O O ' O ' ' O ' O
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PRACTICAL IMPLICATIONS Section I1. Quality of Life

Please tick the box indicating your answer.

L) egeo A lot of Some A little No
CO n d I tl 0 n - S p e C I fl C P RO M S During the past two weeks, to what extent have you had difficulty: difficulty  difficulty  difficulty difficulty

1. Performing vigorous activities such as running or playing sports..................... O O O (|
2. Walking as fast as Others ...........ccouecueiuiieiiniiinciccccccisie s O O O O
3. Carrying or lifting heavy things such as books, shopping, or school bags........ O O O Il
4. Climbing one flight of StAIIS .........ccceuiuirieiriierie e O O O O
5. Climbing stairs as fast a5 OthErs..........c.cceuriueiuruciriisicice e eseneens O O O O
Developed for some conditions . »
During the past two weeks, indicate how often: Always Often  Sometimes  Never
6. YU fIt WEll ... ettt | | | |
* Cystic Fibrosis 7. YU el WOFIC et O O O O
8. YOU felt USCLESS .....oveoeiceeci it O O O O
. Phenyl_ketonuria 9. YOU FElt tHICA vt 0 O 0 0
10. You felt full Of EREIgY......coueuuerrrueieeeceeeieeeeeeseese e seeses e ssees s s saeene O O O O
° Immune thrombOCytOpenia purpura 11. You felt eXhausted ..........ccouoiiiiiiiiiiiiiicicieiceieicciecs e O O O O
12, You felt Sad ... e O O O O
* Fa b ry Di sease Please circle the number indicating your answer. Please choose only one answer for each question.

Thinking about the state of your health over the last two weeks:

13. To what extent do you have difficulty walking?
1. You can walk a long time without getting tired
2. You can walk a long time but you get tired
3. You cannot walk a long time because you get tired quickly
4. You avoid walking whenever possible because it’s too tiring for you

14. How do you feel about eating?
1. Just thinking about food makes you feel sick
2. You never enjoy eating
3. You are sometimes able to enjoy eating
4. You are always able to enjoy eating

15. To what extent do your treatments make your daily life more difficult?

1. Notatall
2. Alittle

3. Moderately
4. Alot
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PRACTICAL IMPLICATIONS

Visualisation

9:41 all § @B
& Back

* Actionable for patients and other stakeholders PROally

* Captures the relevant dimensions of health . .
BASELINE Physical Function

Your results are ready!
Based on your answers:
It appears you can enhance

your health further with the assistance
of our insurance offers.

Measures the ability to perform
everyday physical activities, such as
walking, going up stairs, or doing
housework.

physiceN mental

Regular movement, a balanced diet as
well as the CSS recommendations can
help you improve your physical activity.
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PRACTICAL IMPLICATIONS

° ! < oy
I I OW d 0 e S t h I S Wo r k .: .B.il.lefnarkieren Sie, an welchen Korperstellen Ihre Schmerz
1 1+ Linke Kopfseito
2)

Recurring questionnaires,
standardised content, available
[0 stakeholders.
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Key message - keep it simple.
But do it.
PROMs are vital.
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http://www.heartbeat-med.com

