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INTRODUCTIONS



About ALAN

• History – Founded in July 2017

• ALAN is: 

– an independent global network of patient organisations

– dedicated to changing outcomes of patients with acute leukemia

– by strengthening patient advocacy 

• It aims to: 

– build capacity in the members of the network - deliver tailored services to acute 

leukemia patients and carers on the national level

– join forces between organisations across countries – e.g. on the policy and 

research level



ALAN’s activities are:
➢ Patient-led
➢ Collaborative
➢ Evidence-based 



UPDATE ON QOL IN ACUTE LEUKEMIA

Medical session

Improved survivorship in acute leukemia (how it has changed with the new

treatments compared to before)

Speaker: Dr Abhishek Mangaonkar (Mayo Clinic)
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Acute leukemia and improved survivorship: Era of new drugs

Abhishek A Mangaonkar, MBBS

Assistant Professor of Medicine 

Mayo Clinic, Rochester, Minnesota, USA
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• None relevant to the talk

• Research funding from BMS to my institution. 
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Objectives

• Review the latest outcomes for acute leukemia (both acute 
myeloid and acute lymphoblastic leukemias). 

• Review the past and contemporary treatment landscape of 
acute leukemia. 

• Opportunities for the future.
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Outcomes in Acute Myeloid Leukemia (AML)

Kantarjian H et al. Blood Cancer J 2021 

Age <60 years Age > 60 years
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ECOG PS 0-1 ECOG PS 2 ECOG PS 3-4

Estey EH. Amer J Hematol 2020 
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Outcomes in specific AML subtypes

Acute promyelocytic leukemia (APL) Core-binding factor AML

Kantarjian H et al. Blood Cancer J 2021 
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Papaemmanuil E et al. NEJM 2016
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Papaemmanuil E et al. NEJM 2016
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Papaemmanuil E et al. NEJM 2016
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Daver N et al. Blood Cancer J 2020 
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Dinardo CD and Perl AE. Nat Rev Clin Oncol 2019 
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Acute lymphoblastic leukemia

Sasaki K et al. Amer J Hematol 2021 
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Sasaki K et al. Amer J Hematol 2021 
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Sasaki K et al. Amer J Hematol 2021 
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Sasaki K et al. Amer J Hematol 2021 
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Sasaki K et al. Amer J Hematol 2021 
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DuAall AS et al. JCO Oncol Pract 2022
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DuAall AS et al. JCO Oncol Pract 2022
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Opportunities for improvement

• Outcomes are still poor across many subtypes of acute leukemia.

• Quality of life (QOL) issues are often ignored. 

• Need to incorporate standardized QOL end-points in clinical trials.  

• Optimizing supportive care.

• Thinking beyond drugs! – incorporating social work/financial 
counseling, patient advocacy groups, psychology etc. to provide truly 
holistic care.
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Summary

• Last few years have seen a tremendous boost in new drug approvals 
for patients with acute leukemia. 

• Survival is improving but there is still work to be done. 

• Need drugs that not only induce remission, but also improves quality 
of life – tackling fatigue, loss of appetite, muscle wasting. 

• Beyond drugs - providing social, psychological, and financial 
counseling/support during therapy. 
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Thank you! Questions? 

mangaonkar.abhishek@mayo.edu

mailto:Mangaonkar.abhishek@mayo.edu


UPDATE ON QOL IN ACUTE LEUKEMIA

Evidence based advocacy session:

Results from QoL survey, importance of shared decision making,

incorporating QoL preferences in discussion on treatment options

Speaker: Zack Pemberton-Whiteley



Why a QoL survey ? 

• What did we know ?

– Patients with acute leukemia 
have poor prognosis (e.g. 5-year 
OS in AML less than 20%) and 
an urgent need to improve 
survival

– Recent changes in how acute 
leukemia is treated with lots of 
new options

– Need for greater understanding 
and prioritization of quality of life 
in acute leukemia



A long journey ! 

– Multi-language global patient experience survey - (9 languages, promotion via PAGs 

from 01/03/19 to 29/11/19)

– To assess QoL for acute leukemia patients 

– Highlight unmet needs and compare between countries

– Enable Evidence Based Advocacy

– Timelines

• ASH 2019 Poster: Pemberton-Whiteley et al, “Identifying differences in the quality of life of 

patients with acute leukemia: a global survey” (Interim Data – 371 respondents)

• EHA 2020: 

– Poster “Identifying Factors Associated With Variations in Quality of Life for Patients with 

Different Acute Leukemia Types: a global survey”

– Presentation “New insight from ALAN survey” in the EHA SWG QoL and Symptoms 

session on “Advances in the use of PRO in hematology”

• Q1 2023: Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia 

Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication 

in January 2023

– More information: https://acuteleuk.org/project/global-quality-of-life-survey/

2017

2023

https://acuteleuk.org/project/global-quality-of-life-survey/


Survey aim and objectives

• Understand the quality of life of acute leukemia patients at

different points in the patient journey by

– Identifying the factors associated with Quality of Life in different

types of acute leukemia

– Examining if differences in QoL and symptom burden are

observed according to disease stage

– Looking at how demographics (e.g., age, gender, country, time

since treatment) impact this

– Examining whether there is a relationship between patients’

experiences and QoL.



Survey design

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Literature search

• To inform the content of the questionnaire, a literature review was conducted
to gather insights into QoL concepts, issues important to patients with acute
leukemia, and uncover any unmet patient needs.

• The search strategy included: search term of ‘acute leukemia AND quality of
life’, English language, and published within the last 5 years.

• This search strategy resulted in 340 papers for which the titles and abstracts
were screened.

• Consequently, 330 were considered to be irrelevant and the remaining 10 key
publications were selected for inclusion. General trends from the literature
were also captured.

• The literature review informed recommendations for the questionnaire content
that were subsequently refined and finalized by a panel of expert
stakeholders, including patients, patient advocates, and clinicians.



Survey Questions

This survey comprised 99 items, designed from a literature review of QoL and acute leukemia followed by input from 
clinical and patient advocacy experts:

• Q1-Q10 : Diagnosis, demographics, countries, treatment(s)

• Q9: Disease state (undergoing treatment, in remission, relapsed)

• Q11-12: HM-PRO – Part A (impact/quality of life) and Part B (signs and symptoms)

• Q13-Q18: Overall Support, Management and Impact 

• Q19-Q23: Treatment, side effects 

• Q24-Q35: Management of physical symptoms

• Q36-Q37: Relapse(s)

• Q38-Q39: Co-morbidities

• Q40-Q44: Depression

• Q45-Q49: Anxiety

• Q50-Q55: Financials

• Q56-Q68: Hospital experience

• Q69-Q72: Information and Education

• Q73-Q81: Ability to perform meaningful activities

• Q82-Q92: Family and friends

• Q93-Q99: About you

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Use of a validated PRO tool

• Patients with a worse experience in each of the following areas would 
report a worse overall quality of life (=higher HM-PRO score)*: 

– physical symptoms and side effects (Q13) 

– emotional impact (Q14)

– physical and mental health (Q15)

– information from healthcare professionals (Q16)

– ability to perform meaningful activities (Q17) 

– well-being of carers, friends and family (Q18)

*These are itemised on an interval scale ranging from 0-10, where 0 represents 
a bad experience and 10, a good experience. 

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Use of a statistical method

• Spearman rank correlation coefficient was used to

determine the direction and strength of

relationships between the measures.

• Wilcoxon rank-sum, Chi-squared and Kruskal-

Wallis rank test were applied to examine the

differences between groups

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Administration

• Web based questionnaire

• Translated in 9 languages

• Patients were recruited via ALAN partner patient

organizations with respondents from 42 countries

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Demographics

522 Respondents

• Geographical region: 
– The majority of the respondents who answered this question (n=543) were from EUROPE 

(n=380), Pan American PAHO (n=89) or Western Pacific Region (n=56)

• Gender: 
– 222 men; 327 female; 3 provided no gender

• Age: ranged from 16 to 87 (median 51, mean 50)

• Living situation: of the 547 who responded to this questions, the majority 
are living as a couple (n=229) or as a couple with dependent children (n=133) 

• Other demographics such as length of time in remission, annual 
household income, undergoing chemotherapy, etc. were also looked at. 

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



What did the first data tell us? 

• The first data showed that acute leukemia patients are more likely to 

have a reduced QoL of life if they

– Are undergoing treatment

– Are female

– Report a worse patient experience

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Disease Stage

The analysis confirmed that patients in remission had 
significantly different scores for both Part A and Part B 
of the HM-PRO than those relapsed or undergoing 
treatment (p < 0.001). 

There was no significant difference between relapsed 
and treatment group for Part A scores (p=0.195), 
whereas Part B scores were  significantly higher in 
relapsed patients than treatment (p=0.046).

The different leukemia types showed similar 
distributions as above for part A and Part B of the HM-
PRO according to disease stage (Figures 1 and 2).

Figure 1: Boxplots showing the distribution of HM-PRO Part A score according to the three disease stages*

Figure 2: Boxplots showing the distribution of HM-PRO Part B score according to the three disease stages*

* A small amount of random 
noise was added to the points 

for display purposes.

Stage                                   Type

Stage ALL AML APL Total

Treatment 29 (23.6) 40 (13.5) 12 (15.0) 81

Remission 86 (69.9) 236 (79.7) 68 (85.0) 390

Relapsed 8 (6.5) 20 (6.8) 0 (0) 28

Total 123 296 80 499

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



Patient Experience

The results confirmed that those with worse scores 

for Q13-Q18 reported a worse QoL (higher HM-

PRO score). The correlations (negative) were all 

statistically significant (p<0.05), suggesting that 

low HM-PRO scores (improved) are associated 

with good experiences and vice versa. 

For Part A scores, some correlations were weaker 

for the ALL group, whereas for Part B, some 

correlations for were stronger than for the other 

two types

There were differences in responses to some of 

the questions about support from healthcare 

professionals. Answers to questions 13 (p=0.04) 

and 14 (p=0.01) differed significantly between the 

three groups, with more negative responses from 

APL.

Q13 Q14 Q14 Q16 Q17 Q18

1,00

0,80 1,00

0,57 0,61 1,00

0,66 0,66 0,55 1,00

0,51 0,52 0,62 0,52 1,00

0,43 0,52 0,56 0,45 0,73 1,00

Q17 -0,71 -0,61

Q18 -0,62 -0,52

Q14 -0,54 -0,51

Q16 -0,42 -0,37

Q13 -0,42 -0,38

Q14 -0,48 -0,41

Part A score 1,00

Part B score 0,64 1,00

Table 2:  Pairwise correlations between HM Pro scores and Q13-Q18 for AML.

Part A score Part B score

Q13 Q14 Q14 Q16 Q17 Q18

1,00

0,75 1,00

0,53 0,47 1,00

0,71 0,71 0,53 1,00

0,28 0,21 0,44 0,37 1,00

0,37 0,32 0,52 0,36 0,72 1,00Q18 -0,44 -0,44

Q16 -0,37 -0,34

Q17 -0,48 -0,47

Q14 -0,30 -0,24

Q14 -0,43 -0,42

Part B score 0,68 1,00

Q13 -0,25 -0,18

Table 3:  Pairwise correlations between HM Pro scores and Q13-Q18 for ALL.

Part A score Part B score

Part A score 1,00

Q13 Q14 Q14 Q16 Q17 Q18

1,00

0,68 1,00

0,56 0,48 1,00

0,57 0,58 0,38 1,00

0,37 0,35 0,56 0,42 1,00

0,25 0,16 0,45 0,17 0,68 1,00Q18 -0,53 -0,26

Q16 -0,39 -0,28

Q17 -0,76 -0,48

Q14 -0,43 -0,28

Q14 -0,46 -0,42

Part B score 0,51 1,00

Q13 -0,40 -0,29

Table 4:  Pairwise correlations between HM Pro scores and Q13-Q18 for APL.

Part A score Part B score

Part A score 1,00

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020



But also … to our surprise !

The results suggests that there is 
no overall significant difference in 
either Part A (p=0.55) or and Part B 
(p=0.23) of the HM-PRO scores 
between different acute leukemia 
types

• Respondents
• %

• AML
• 332
• 60
• ALL
• 139
• 25
• APL
• 81
• 15

• Total
• 522
• 100

Pemberton-Whiteley et al, Identifying Differences in the Quality of Life of Patients with Acute Leukemia: A Global Survey, Poster presented at: American Society of Hematology 2019
Pemberton-Whitely et al, Identifying Factors Associated With Variations in Quality of Life for Patients with Different Acute Leukemia Types: a global survey, Poster presented at: European Hematology 
Association 2020

Leukemia Type Respondents %

AML 332 60

ALL 139 25

APL 81 15

Total 522 100



Relationships between HM-PRO scores, disease type, and socio-demographic characteristics

Younger age, female gender and lower 
income were all significantly associated with 
both worse impact (Part A) and worse 
symptoms (Part B). 

Part A scores were also significantly lower in 
Europe, indicating a lower negative impact 
on QoL aspects in these countries. 

No evidence for significant differences in 
QoL between the leukemia types, or based 
on region (Part A and B), despite the diverse 
health care systems represented.

Part A scores were also significantly lower in 
Europe, indicating a lower negative impact 
on QoL aspects in these countries.

Factor Part A Part B

N Median [IQR] p-val Median [IQR] p-val

Type 0.55 0.23

Acute lymphoblastic leukemia 139 33.1 [17.2, 52.5] 26.5 [11.8, 44.1]

Acute myeloid leukemia 332 30.4 [16.0, 50.5] 20.6 [11.8, 38.2]

Acute promyelocytic leukemia 81 29.2 [7.3, 51.7] 23.5 [14.7, 41.2]

Gender 0.06 0.002

Male 222 29.3 [12.7, 49.5] 17.6 [8.8, 35.3]

Female 327 31.4 [18.2, 53.0] 23.5 [14.7, 44.1]

Missing 3 9.4 [0.0, 27.4] 20.6 [2.9, 23.5]

Age 0.005 0.03

16-40 158 35.9 [20.5, 56.9] 23.5 [11.8, 47.1]

41-60 240 31.3 [16.9, 51.6] 23.5 [11.8, 41.2]

61-87 150 26.5 [11.7, 45.8] 17.6 [8.8, 32.4]

Missing 4 43.6 [31.3, 47.5] 35.3 [29.4, 39.7]

Income < 0.001 <0.001

Low 136 42.0 [25.0, 63.0] 29.4 [17.6, 48.5]

Average 281 28.8 [16.1, 47.4] 20.6 [8.8, 38.2]

High 67 22.4 [8.5, 41.7] 14.7 [2.9, 32.4]

Not answered 68 29.0 [14.4, 49.7] 26.5 [11.8, 44.1]

World 0.04 0.17

Health Europe 380 30.0 [14.5, 50.4] 20.6 [8.8, 39.7]

Organisation Not Europe 163 33.3 [21.0, 53.7] 23.5 [11.8, 44.1]

region Not answered 9 25.8 [21.2, 31.0] 23.5 [11.8, 29.4]

Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication in January 2023

The table shows the distribution of the HM-PRO scores 

and p-values by disease type and socio-demographic 

characteristics.



Relationships between HM-PRO scores, overall support, management, and disease impact

The responses to questions 13–18 were all either weakly or moderately
negatively correlated with scores for both parts of the HM-PRO.

Several of the individual questions were moderately or highly (positively)
correlated with one another e.g., management of physical symptoms (question
13) correlated with management of emotional impact by health professionals
(question 14), and impact on performing meaningful activities (question 17)
correlated with impact on friends and family (question 18).

The question around patients’ ability to perform meaningful activities (question
17) had the strongest (moderate) correlations with both parts of the HM-PRO.

Among the three questions relating to service provision, management of
emotional impact (question 14) showed the strongest relationship with both Part
A (Impact) and Part B (Symptoms) of the HM-PRO

Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication in January 2023

The relationship between HM-PRO scores and questions 13–18 of the 

ALAN questionnaire was also assessed to identify the correlation 

between overall support, management, and impact of treatment and 

diagnosis of acute leukemia .

Question 13: Management of physical symptoms and side effects by healthcare professionals (Bad – 0 to good -10)

Question 14: Management of emotional impact by healthcare professionals (Bad – 0 to good -10)

Question 15: Effect of acute leukemia treatment on physical and mental health (Bad – 0 to good -10)

Question 16: Rating of acute leukemia information provided by or directed to by healthcare professionals over the last 

month (Bad – 0 to good -10)

Question 17: Effect of acute leukemia on ability to perform meaningful activities (Bad – 0 to good -10)

Question 18: Negative impact of acute leukemia on the well-being and lives of carers, friends or family (Bad – 0 to good -

10)

 Part A 

score 

Part B 

score 

Q13 Q14 Q15 Q16 Q17 Q18 

Part A score 1.00        

Part B score 0.63 1.00       

Q13 -0.37 -0.32 1.00      

Q14 -0.43 -0.35 0.77 1.00     

Q15 -0.50 -0.48 0.56 0.56 1.00    

Q16 -0.40 -0.35 0.66 0.66 0.52 1.00   

Q17 -0.66 -0.56 0.44 0.42 0.57 0.47 1.00  

Q18 -0.57 -0.46 0.38 0.41 0.53 0.38 0.72 1.00 

 1 



Relationships between HM-PRO Part A scores and other factors

Many of the questions were either weakly or moderately correlated with the HM-PRO Part A
scores.

The items with an absolute correlation coefficient of >0.5 were:

• question 35 – ‘Feelings of isolation caused by AL diagnosis in the last month’ (ρ = -0.67)

• question 73 – ‘Ability to carry out physical activities in the last month’ (ρ = 0.58)

• question 76 - Ability to carry out hobbies and enjoyable activities in the last month (ρ =
0.58.)

Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication in January 2023

The relationship between HM-PRO scores and other questions than questions 13-18 of the ALAN questionnaire was also assessed



OK, so concretely ? 

Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication in January 2023

When looking deeper into the data

1/ The demographic factors most related to poorer quality of life (Part A 

and B) were 

– younger age, 

– female gender, 

– lower income, 

– with no evidence for significant differences in QoL between the leukemia types, or based on region, 
despite the diverse health care systems represented

2/ Disease impact and support needs (Part A)

– All factors relating to disease impact and support from health professionals were significantly related 
to QoL (Part A).

– Different aspects of support from healthcare professionals, including those related to treatment, 
appear to be independently related to QoL impact, as does ability to carry out meaningful activities

– Patients gave a slightly worse score for the impact their acute leukemia had on other (carers, friends, 
and family) than the impact it had on themselves



Our conclusions

Pemberton-Whiteley et al, Understanding Quality of Life in Acute Leukemia Patients, a Global Survey, Journal of Patient-Centered Research and Reviews, publication in January 2023

By identifying the key factors that relate to worse QoL in acute leukemia patients

• Finite healthcare resources can be directed where they are most needed, for

example providing or signposting patients to support groups and techniques

to deal with social isolation and improving access to relevant financial help

and advice.

• We would particularly recommend that healthcare professionals be mindful of

the importance of social functioning QoL within acute leukemia patients, in

particular their experiences relating to worries about friends and family and

isolation, when designing care and support plans.



QUESTIONS?





WHAT CAN WE DO AS ADVOCATES ?

Evidence based advocacy session:

Running survey, advocating for PROs in studies

Speaker – Ananda Plate



What can we do as advocates: 
Evidence based advocacy
ALAN Global Summit, 14 October 2022

Ananda Plate

Former Chair, WECAN – Workgroup of European Cancer Patient Advocacy Networks

Board Member, Myeloma Patients Europe

Executive Director, Patvocates Research

1



The three levels of patient advocacy 

Provide 
patient support

Shape 
health & 
regulatory 
policy

Support and 
shape research

54



Be aware that everyone has interests, not only 
industry…

◼ Patients & carers: personal goals of living a good life as long as possible

◼ Patient organisations: serving different populations of patient communities

◼ Media including TV, press, and social: bringing medical news to a wider public

◼ Academic researchers: research questions, study design, high-tier publications

◼ Physicians: best clinical outcomes, keeping a customer

◼ Industry: commercial goals, developing products that sell

◼ Regulators: safety, efficacy, market authorisation

◼ Payers: societal health, cost-effectiveness, health care sustainability

◼ Digital economy: Start with a mission, accumulate data, monetize it

55



The patient community has understood that using
"anecdotes" to inform decision-makers is like running with
the head through the wall

56



Evidence-
based
advocacy

Advocating in a 
targeted, evidence-
based, well-educated 
and professional 
manner, and measure 
impact and outcomes 
of what we do

57



Practical advice for generating patient evidence

58

Choose your partners wisely:

• By disease area: disease specific or cross-disease

• By target group: for internal purposes of the patient organisation, regulator, HTA/payers, 

policy-makers, researchers, industry

• By geographical scope (global, European, national, regional, local)

Step 1 : hypothesis, challenge, barrier, gap

Step 2: identify decision-maker

Step 3: identify ideal type of evidence to inform decision. Check if this data has already 

been generated by someone else!

Step 4: choose methodology

Step 5: choose right package

Step 6: choose right action



Know your trees 
– and bark up the right one

Think about who you‘d like to influence:

◼ EU level vs. national level
(e.g. EMA, HTA/reimbursement)

◼ Medical societies vs. study groups vs. individual clinicians

◼ Companies (drugs) vs. industry associations (systems)

◼ Disease-specific action (acute leukemias, rare cancers) 
vs. cross-disease joint action (healthcare system)

◼ Know what you can do, and what your umbrella organisations can do best, 
within the limits we all have

59



Examples for community-generated evidence

Myeloma Patients 

Europe’s Access 

Atlas

Data → Coaching →

Strategy →Advocacy

EuropaUomo

EUPROMS Survey

CML Advocates

Network TFR and 

Adherence 

Surveys

Low adherent:
21%

Medium 
adherent: 46% 

Highly adherent: 
33%

ALAN global 

quality of life 

survey

MPNE & MPE & 

EMA Patient Prefs

on Benefit-Risk

Lymphoma 

Coalition Global 

Patient Survey

INCA Unmet Needs 

in NET CancersDisease mapping

◼ Patient experience

◼ Quality of life

◼ Burden of disease 

◼ Unmet patient needs

◼ Adherence

Patient preferences

Inequality mapping

◼ Dx/Tx access 

◼ Vulnerable groups

60



Evidence can also be generated across cancers on common 
challenges. WECAN as an example of collaboration of 23 
pan-European cancer patient networks

616161

EDUCATION
●Strengthen cancer advocacy 

in Europe

● Provide resources for 

cancer patient organisations

SHARE WORKLOAD
●Create better scenery to avoid duplication of 

effort and resources

●Develop  mutual understanding of each 

other’s positions

RESEARCH
●Targeted advocacy towards each 

respective stakeholder

●Use of robust data 

●Communicating patient needs 

effectively

COLLABORATION
●Collaborate & align in policy work,  

committees, and events

●Develop joint actions

61



…or in collaboration of cancer and hematology
(malignant and non-malignant)
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COMMON CANCERS: 

• European Network of Gynaecological 

Cancer Advocacy Groups (ENGAGe)

• Digestive Cancers Europe (DiCE)

• Europa Donna

• Europa Uomo

• Lung Cancer Europe (LuCE)

• Melanoma Patients Network Europe 

(MPNE)

• Pancreatic Cancer Europe Network

• European Liver Patients‘ Association 

(ELPA)

RARE CANCERS: 

• European Organisation of Rare Diseases 

(EURORDIS)

• International Brain Tumour Alliance  (IBTA)

• International Kidney Cancer Coalition 

(IKCC)

• International Neuroendocrine Cancer 

Alliance (INCA)

• Thyroid Cancer Alliance (TCA)

• Sarcoma Patient Advocacy

Global Network (SPAGN)

PEDIATRIC CANCERS:

• Childhood Cancer International (CCI)

HEMATOLOGICAL CANCERS:

• European Morbus 

Waldenström Network

• Lymphoma Coalition Europe

• Acute Leukemia Advocates Network

• MDS Alliance

• CML Advocates Network

• CLL Advocates Network

• MPN Advocates Network

• Myeloma Patients Europe (MPE)

HEMATOLOGY

RARE 

CANCERS

ALL

CANCERS

PAEDI

ATRIC



Summarise, present and use results to assess and critique current practice and trends in practice,.

Identify gaps in knowledge and practices. 

Develop community- and disease-specific recommendations to be utilised in advocacy

Case study of collaborative research: WECAN’s European Atlas on 
Clinical Trials in Cancer & Hematology (EuroACT)
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27 European umbrella organisations

Data on +27 diseases pan-Europe 

WHERE ARE CLINICAL TRIALS ARE RUN IN EUROPE

To understand the clinical trial landscape and inequalities in 

research on cancer and hematology across Europe and the 

differences between countries over the last 5 years

WHICH PRO/QOL ARE THESE TRIALS MEASURING?

To collect evidence on the use of PRO / quality-of-life 

instruments in clinical trials (endpoints, measures), and to 

identify patterns in PRO / QoL data collection over the last 5 

years, listing most and least frequently used instruments



Why is the data generated by ALAN so important? 
Use of PRO in clinical trials is still not the norm, so how do we 
judge “well tolerated” and “manageable”?

Beyond maximum grade: Thanarajasingam, Lancet Haematology (2018, 2022)

64

https://www.ncbi.nlm.nih.gov/pubmed/29907552


Why is the data generated by ALAN so important?
Preferences vary from one stakeholder to another, from one disease to 
another, and even within one single disease

◼ Needs and preferences have historically been captured 

in general as “the patient voice”

◼ However, there are clear subgroups within single 

diseases with very different preferences and risk 

attitudes

◼ In this example:

• Considerable heterogeneity 

• Severe toxicity ranked higher among younger, 

working, and looking after dependent family 

members and who had more frequently 

experienced severe toxicity Survey with 560 myeloma patients from the Myeloma UK, replicating the pilot of

MPE, MPNE and EMA. D. Postmus et al. (2017) The Oncologist

Slide adapted from Francesco Pignatti
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Conclusions

◼ The data from the ALAN QoL survey and the ALAN PPS will be a powerful 
instrument for you to advocate for better care, for an improvement of QoL of 
patients and to better support patients according to their specific needs in your 
country

◼ In order to achieve the highest impact with your efforts, follow some simple 
Evidence Based Advocacy principles: 

➢ Identify gaps and challenges faced by your patient community

➢ Define your target group

➢ Define your partners

➢ Develop solid evidence, not only anecdotes

➢ Package it right – publish the data if needed, and develop advocacy tools

➢ Bark up right tree

Ananda Plate, ananda@patvocates.net 66



Back-up slides
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Global NET Survey: Less than 18% of patients 
reported their care needs to be mostly/fully met

30% 31%

16% 17%
23%

30%

17%
25%

9%
18%

3% 6%
16%

47%
41%

9%

41%
32% 36% 32%

75%

52%
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Patient/family (n=334) Advocate (n=34) HCP (n=69)

Care needs perceived as mostly/fully met

MHC: Mental health condition 

INCA Unmet Needs in NETs Assessment 
Survey among Key Stakeholders, 2017  



Outreach and impact of the 
Global NET Survey on Unmet Needs

✓ Presentations 
✓ ESMO Conference 2018 (Germany) – Best Poster Award

✓ NANETS Annual Symposium 2018 /USA) – e-poster presentation

✓ APNETS Conference 2018 (Australia) – oral presentation

✓ ASCO Conference 2019, (USA) – abstract

✓ ENETS Conference 2019, (Spain) – 1st prize for poster in the Clinical Category

✓ Publications
✓ Published in “International Journal of Cancer” – one of the top downloaded papers in 2018-

2019

✓ European Society of Endocrinology newsletter (2018) –feature article on significance of 
collaboration of patients with medical experts in context of survey findings

✓ Impact
✓ Amplified intensity of interaction with the organization's members - unite community 

efforts around a common purpose

✓ New level of recognition for the organization and its members

✓ Multiplied impact of survey results – being featured in searchable medical literature, survey 
data would be referenced and quoted.

Unmet needs in the international neuroendocrine tumor (NET) community: Assessment of major gaps from the perspective of patients, patient advocates 

and NET healthcare professionals. Leyden, Kolarova et al, in: Int J Cancer (2019)
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Myeloma Access Atlas:
Moving from evidence towards targeted advocacy on the country level

Perceived barriers to access across countries in relation to self declared needs & health expenditure

Source: Myeloma Patients Europe “European Atlas of Access to Myeloma Treatment” (2016), See https://www.mpeurope.org/atlas/

Data → Coaching → Strategy →Advocacy

https://www.mpeurope.org/atlas/


Deploying evidence in science advocacy: CML Advocates Network Survey: 
Other than HCPs and industry expected, adherence to CML therapy is poor
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www.cmladvocates.net/adherence Factors influencing adherence in CML and ways to improvement: Results of a patient-driven survey of 2546 
patients in 79 countries. Geissler et al, Journal of Cancer Research and Clinical Oncology (2017), DOI: 10.1007/s00432-017-2372-z

Low adherent:
21%

Medium adherent: 46% 

Highly adherent: 
33%

2151

395

Paper

Online

Patient-led adherence research in CML:

• 12 languages, 2546 patients from 63 

countries recruited in 3 months

• Use of validated adherence instrument

• Changes in dialogue between patients 

and clinicians

• Changes in treatment paradigm

http://www.cmladvocates.net/adherence


Forgetting & routine interruption are primary reasons for 
accidental non-adherence, treatment side effects are major 
reasons for skipping doses
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1

1

4

6

7

9

15

17

27

41

Dosing schedule…

Couldn't swallow

Reminder failed

Medication not…

Ran out of medication

Fell asleep

Too ill

Travelling

Interrupted routine

Forgot

Reason for missing accidentally % (n=1283)

C2d / n=1283 - Which circumstances led to a missed dose of your medication? C5 / n=491 - Why did you decide to miss a dose of your medication? C6 / n=126 - Which side effect(s) were 

you hoping to avoid by intentionally missing one or more doses of your medication?

0

1

2

4

4

7

9

9

10

10

11

26

35

Friend/partner said…

To save money

Feeling better

Didn't want to be…

Interfered with work

CML under control

Dr said could miss

Feeling down

Interfered with travel

Wanted to socialise

Attending special…

Reduce side effects

Not feeling well

Reason for deciding to miss % (n=491)

Side effects 

aiming to 

reduce (NET):

Gastro (79%)

Dermatological 

(17%)

Mental

(21%)

Whilst accidental missing is more linked to memory, purposeful missing of doses is more related to physical symptoms



CML Adherence Survey: Rock-solid, multinational data 
to convince the „KOLs“ 
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11/17/2020
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% Missed Accidentally / Due to Circumstance in last year

“Above global 

average for missed 

doses”

Global Average

Global 

Average

“Below global 

average for missed 

doses”

C2a / base=all respondents (n=2546) - Patients sometimes are not able to take their medication as prescribed. In the last month, have you missed a dose accidentally or due to circumstances that were outside of your control?   C2c / base=all respondents (n=2546) – In the last 

year, have you missed a dose accidentally or due to circumstances that were outside of your control? C4a / base=all respondents (n=2546) - Patients sometimes make a conscious decision to miss a dose of medication. In the last month, have you decided to miss a dose? C4b / 

n=2258 - In the last year, have you decided to miss a dose?



Adherence data generation: Process and progress
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Pilot study Scientific survey Presentation

2011-2012

Pilot study to

test hypothesis and 

questionnaire

Build workgroup

(8 advocates, 3 experts)

Low effort, little budget

10 countries, 

150 patients, recruited 

via members

Published in

2013

Scientific survey with

42 questions and

validated adherence 

tools

Multi-sponsored project 

supported by logistics 

agency

63 countries, 2549 

patients, recruited online 

and offline 

in 4 months

2013

Presented at EHA (Oral) 

and ASH (Poster) in 2013

2015-17

Publication submitted to 

Blood in 2015,

rejected, conflict with pre-

publication presentation

then published in Cancer 

Research Clinical 

Oncology 2017 

Publication

5491 full 

article 

accesses

20 citations



CML Advocates Network Adherence Survey: Learnings

75

What we did well Where we should have been 

more strategic
• Ran a pilot to test our hypothesis and survey design 

• Used a professional market research agency

• Used a validated instrument for adherence 

measurement 

• Used our global network of patient organisations to 

recruit 2546 CML patients

• Cooperated with 4 clinical networks for offline 

recruitment

• No biostatistician involved

• Pre-publication pitfall: Discrepancy between interim 

analysis data presented at conferences, and “proper 

analysis” for journal article: Rejection by journal

• No publication strategy: no professional writer from 

the start, too much time lost for high-impact journal: 

3 years to get the data published

• PRO legal license issues

• Less qualitative data – hard to analyse

• No resources for follow-up, so what?



QUESTIONS?



WHAT CAN WE DO AS ADVOCATES ?

Understanding patient preferences

Speakers : David Mott & Chris Skedgel – OHE



Understanding 

patient preferences

Dr Chris Skedgel
DIRECTOR  |  OHE

Dr David Mott
SENIOR PRINCIPAL ECONOMIST  |  OHE



DR CHRIS SKEDGEL
Director

cskedgel@ohe.org

DR DAVID MOTT
Senior Principal Economist 

dmott@ohe.org

Introductions

mailto:cskedgel@ohe.org
mailto:dmott@ohe.org


What do we mean by patient preference data?

Patient reported outcomes

• Summarise the status of a 
patient’s health condition

• Typically focus on aspects of 
quality of life such as physical 
functioning and mental health

• Data are collected through 
multiple choice questionnaires

Patient preference data

• Provides insights into the 
relative importance of different 
treatment characteristics

• These often include clinical 
outcomes, as well as the way in 
which treatment is delivered

• Data are collected through 
interviews/focus groups, or 
through stated preference 
exercises

Patient experience data



How could patient preference data inform decisions?

Source: IMI Prefer Recommendations (2022)

https://www.imi-prefer.eu/recommendations/


Methods

Preference Exploration 
(Qualitative)

Individual Interviews

Group Methods

Preference Elicitation 
(Quantitative)

Discrete Choice-Based 
Methods

Rating and Ranking 
Methods

Indifference Methods

How is patient preference data generated?

A more comprehensive version of this chart can be found in the IMI Prefer Recommendations (2022)

https://www.imi-prefer.eu/recommendations/


Methods

Preference Exploration 
(Qualitative)

Individual Interviews

Group Methods

Preference Elicitation 
(Quantitative)

Discrete Choice-Based 
Methods

Rating and Ranking 
Methods

Indifference Methods

How is patient preference data generated?

A more comprehensive version of this chart can be found in the IMI Prefer Recommendations (2022)

https://www.imi-prefer.eu/recommendations/


What is value?

…DCE stands out as the method that offers a robust 
approach for generating insights in the relative 
importance of different treatment attributes, and 
the trade-offs that patients are willing to make 
between attributes.

“

MYELOMA UK AND NICE (2019)



What is a discrete choice 
experiment (DCE)?

▪ DCEs originated in marketing and are a tool used to 

elicit preferences for the characteristics of different 

goods and services 

▪ They were first used in health in the 1990s and have 

been increasingly applied since

▪ In a DCE, people are asked to make a hypothetical 

choice between two or more alternatives 

▪ The alternatives are described using a set of 

attributes 

▪ The levels of these attributes are varied 

throughout the task



Example DCE: multiple myeloma

Source: Fifer et al. (2020)

https://www.dovepress.com/myeloma-patient-value-mapping-a-discrete-choice-experiment-on-myeloma--peer-reviewed-fulltext-article-PPA


Example DCE: multiple myeloma

Respondents are 
typically shown 8-12 

different choice tasks

Source: Fifer et al. (2020)

https://www.dovepress.com/myeloma-patient-value-mapping-a-discrete-choice-experiment-on-myeloma--peer-reviewed-fulltext-article-PPA


The different stages of a typical DCE study

Defining the 
attributes and 

levels

Experimental 
design

Pilot testing Full launch
Analysis and 

interpretation
Dissemination



The different stages of a typical DCE study

Defining the 
attributes and 

levels

Experimental 
design

Pilot testing Full launch
Analysis and 

interpretation
Dissemination

Patients play an important role 
throughout the study



Relative 
importance

Preference 
heterogenei

ty

Trade-offs
Uptake 

predictions

Useful outputs from discrete choice experiments



Relative importance

▪ The simplest output from a DCE is 

relative importance

▪ This tells you how important each 

attribute (e.g., treatment characteristic) 

is relative to the other attributes

▪ It is easy to compare preferences 

between different subgroups with 

relative importance

Example: 
Treatments for multiple myeloma

Source: Fifer et al. (2020)

https://bmccancer.biomedcentral.com/articles/10.1186/s12885-020-07018-6


Example: 
Priorities for end-of-life care

Preference heterogeneity

▪ We often want to understand how 

preferences differ between individuals

▪ You can do this by comparing 

subgroups (as in the previous slide)

▪ Alternatively, some modelling 

techniques allow you to identify clusters 

of individuals within a sample with 

similar preferences 

Source: Skedgel & Robinson (2020)

https://www.valueinhealthjournal.com/article/S1098-3015(20)34345-X/pdf


Trade-offs 

▪ DCEs allow us to closely explore the trade-

offs that people are willing to make

▪ Specifically, we can determine the rate at 

which respondents are willing to trade one 

attribute for preferred levels of another

▪ This information can potentially be used in 

other analyses that inform regulatory 

and/or reimbursement decisions

EXAMPLE

‘Maximum acceptable risk’

A sample of patients with severe chronic 

hand eczema were willing to accept 3.4-

4.8% risk of permanent vision problems 

to achieve a clearing of 25-50%

Source: Hauber et al. (2017)

https://www.tandfonline.com/doi/abs/10.1080/09546634.2016.1177161?journalCode=ijdt20


Uptake predictions

▪ Choice data can be used to predict the probabilities of different alternatives 

being chosen – this can be used to simulate uptake rates

▪ This is particularly useful for highlighting the extent to which certain 

treatment options may be preferred by patients

EXAMPLE GLP-1 receptor agonist treatment options for type 2 diabetes patients in Japan
▪ A DCE was conducted with 161 patients
▪ Predicted probability analysis was conducted using the choice model results
▪ Two treatment options were compared – one was found to dominate (78% share)
▪ The results aligned with a direct question added to the survey

Source: Brooks et al. (2019)

https://link.springer.com/article/10.1007/s13300-019-0591-9


In what ways could advocates contribute?

Identifying key 
unexplored 

research 
questions

Communicatin
g the need for 

patient 
preference 

studies

Providing 
insights into 
the patient 
perspective

Contributing 
to study 
designs

Assisting with 
recruitment

Collaborating 
with other 

organisations

Communicatin
g results to 

key decision 
makers
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