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Appendix

Appendix 1. Definitions for outcomes, endpoints and the population level summary or measure of treatment effect

DEF I NI TI ON C OM M EN T

CONSORT a

A variable  (primary and secondary) of interest in the trial (also called an 
endpoint). Differences between groups in the outcome variable(s) are 
believed to be the result of the differing interventions. The primary 
outcome is the outcome of greatest importance. Data on secondary 
outcomes are used to evaluate additional effects of the intervention.

Outcome and endpoint used interchangeably

C linical Tr ials.com Not reported.

ICH b Not reported.
Outcome and endpoint used interchangeably. Guideline 
recommended for adoption by regulatory bodies of the 
European Union, Japan and the USA.

F DA /NI H  (BES T)
The measureable characteristic (clinical outcome assessment, biomarker) 
that is influenced or affected by an individuals' baseline state or an 
intervention as in a clinical trial or other exposure.

-

NHMRC c
Outcomes used to measure the effect of an intervention may be 
categorised as surrogate, clinical or patient relevant (and these are not 
mutually exclusive).

-

NIH d The measured variable (e.g. peak volume of oxygen or PROMIS fatigue 
score). -

CONSORT a Used interchangeably (see outcome). Outcome and endpoint used interchangeably.

C linical Tr ials.or g

Requires specification 4 levels: (1) the outcome domain (2) the specific 
tool for measurement, (3) the specific metric (e.g. change from baseline 
or time to events) and (4) the method of aggregation (continuous or 
categorical).

-

ICH b
The measured variable(s); alternatively referred to as the primary or 
target variable, and secondary variables; should align with corresponding 
primary and secondary trial objectives.

Outcome and endpoint used interchangeably. Guideline 
recommended for adoption by regulatory bodies of the 
European Union, Japan and the USA.

F DA /NI H  (BES T)

A precisely defined variable intended to reflect an outcome of interest 
that is statistically analyzed to address a particular research question. A 
precise definition of an endpoint typically specifies the type of 
assessments made, the timing of those assessment, the assessment tool 
used, and possibly other details, as applicable, such as how multiple 
assessments within an individual are to be combined.

-

NHMRC c Not reported. -

NIH d The analyzed parameter (e.g. change from baseline at 6 weeks in mean 
PROMIS fatigue score).

CONSORT a

A measure of the difference in outcome between intervention groups. 
Commonly expressed as a risk ratio (relative risk), odds ratio or risk 
difference for binary outcomes and differences in means for continuous 
outcomes.

Referred to as the 'effect size.'

C linical Tr ials.or g Not reported. -

ICH b
An effect attributed to a treatment in a clinical trial. In most clinical trials 
the treatment effect of interest in a comparison (or contrast) of two or 
more treatments.

-

F DA /NI H  (BES T) Not reported. -

NHMRC c The distance of the study estimate from the 'null' value and the inclusion 
of only clinically important effects in the confidence interval.

Referred to as the 'size of effect.'

NIH d Not reported. -

OUTC OM E

EN DPOI NT

TH E P OPULA TI ON P A R A M ETER  O R  M EA SUR E O F  TR EA TM EN T EF F EC T

aCONSORT: Consolidated Standards of Reporting Trials; b ICH: International Conference on Harmonization of Technical Requirements for Registration of 
Pharmaceuticals for Human Use;  cNHMRC: National Health and Medical Research Council, d National Institute of Health
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Appendix 2: S1 Initial online health outcomes elicitation survey 

 

 

175



Appendix 1 Online CF-related health outcomes survey 

 

Online Survey: What Cystic-Fibrosis-related Health outcomes are important to you? 

Research Sites: Perth Children’s Hospital, Sir Charles Gairdner Hospital, and Telethon 

Kids Institute 

 

Please identify which group you belong to: 

 

o Adult with CF (>25 years) 

o Young person with CF (>13 years to <25 years) 

o Caregiver of person affected by CF 

o I don’t belong to any of these groups 

o Please specify: 

 

If you are a caregiver, please specify your relationship to the person known to you with CF? 

o Your child/child under your legal guardianship 

o Adult under your legal guardianship  

o Partner/spouse 

o Sibling 

o Friend 

o Other  

o Please specify: 

 

A health outcome is something that reflects or describes a person’s physical, mental or social 

well-being. Physical well-being relates to how a person feels, functions or survives. Social 

well-being is the extent to which you feel included and like you belong in the society in which 

you live.  

 

This is a brainstorming activity. There are NO right or wrong answers. Please write down 

as many answers as you can think of! 

 

Question 1 

 

What short and long-term CF-related health outcomes are important to you?  

 

Question 2 

 

What CF treatment-related adverse effects (side-effects) are important to you? 

 

The survey is now finished! Thank you for your participation. We greatly value your 

responses. 

 

Submit answers and finish 
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Appendix 3: S2 Prioritisation of outcomes survey 

 

 

 

  

GROUP OUTCOME

Feels General	symptomatology Sleep	disturbance 1 2 3 4 5

Fatigue/low	energy 1 2 3 4 5

Poor	appetite 1 2 3 4 5

Poor	exercise	tolerance 1 2 3 4 5

Presence	of	pain 1 2 3 4 5

Weakness/feeling	deconditioned 1 2 3 4 5

Presence	of	headaches 1 2 3 4 5

Nausea/vomiting 1 2 3 4 5

Fevers 1 2 3 4 5

Reduced	activity	level	(normal	day-to-day	activities) 1 2 3 4 5

Presence	of	sweating	(including	night	sweats) 1 2 3 4 5

Feeling	unwell	 1 2 3 4 5

Lung	related	symptoms Coughing	 1 2 3 4 5

Wheeze	 1 2 3 4 5

Sputum	production	(presence	of,	or	worsening	from	baseline) 1 2 3 4 5

Inability	to	clear/cough	up	sputum	 1 2 3 4 5

Chest	tightness	 1 2 3 4 5

Haemoptysis	 1 2 3 4 5

Shortness	of	breath/difficulty	breathing	 1 2 3 4 5

Nutrition Poor	weight	gain/weight	loss 1 2 3 4 5

Reduced	BMI	(body	mass	index) 1 2 3 4 5

Reduced	muscle	mass 1 2 3 4 5

Mental	health Anxiety/worry 1 2 3 4 5

Stress 1 2 3 4 5

Sadness/Mood 1 2 3 4 5

Frustration 1 2 3 4 5

Irritability 1 2 3 4 5

Feeling	useless 1 2 3 4 5

Treatment	related	side-effects Hearing	impairment 1 2 3 4 5

Renal	(kidney)	impairment	 1 2 3 4 5

C.	difficile	infection	(bacterial	infection) 1 2 3 4 5

Diarrhoea 1 2 3 4 5

Abdominal	(tummy)	pain 1 2 3 4 5

Liver	dysfunction 1 2 3 4 5

Gastrointestinal	disturbance	 1 2 3 4 5

New/worsening	cough 1 2 3 4 5

Appetite	disturbance 1 2 3 4 5

Fever 1 2 3 4 5

Nasal	congestion/blockage 1 2 3 4 5

Poor	growth 1 2 3 4 5

Prolapse	(rectal/vaginal) 1 2 3 4 5

Analphylaxis/allergy 1 2 3 4 5

Development	of	antimicrobial	resistance	 1 2 3 4 5

New	rash 1 2 3 4 5

Hoarseness/throat	discomfort 1 2 3 4 5

Mood	disturbance 1 2 3 4 5

Visual	(eye)	impairment 1 2 3 4 5

Photosensitivity	(reactivity	of	the	skin	to	light)	 1 2 3 4 5

Thrush	(candida) 1 2 3 4 5

Death	resulting	from	treatment 1 2 3 4 5

Nausea/vomiting 1 2 3 4 5

Steroid	related	side-effects 1 2 3 4 5

Functions Lung	structure/function Reduced/static	lung	function 1 2 3 4 5

Pulmonary	excerbations	(more	per	year/time	to	next	exacerbation	shorter) 1 2 3 4 5

Liver	health 1 2 3 4 5

Treatment	burden To	what	extent	treatment	of	a	pulmonary	exacerbation	impacts	on	you	

with	respect	to	the	hours	involved	in	treatment,	and	on	your	ability	to	

perform	other	desirable	activities

1 2 3 4 5

Quality	of	life Reduced	physcial	well-being 1 2 3 4 5

Reduced	mental	well-being 1 2 3 4 5

Reduced	social	well-being 1 2 3 4 5

Cost Costly	to	individual 1 2 3 4 5

Costly	to	society 1 2 3 4 5

Hospitalisation 1 2 3 4 5

Survives Death/life	expectancy 1 2 3 4 5

Infection-related Acquiring	resistant	organisms 1 2 3 4 5

Inability	to	eradicate	organisms 1 2 3 4 5

Acquisition	of	specific	lung	organisms	 1 2 3 4 5

Cure 1 2 3 4 5

PLEASE	CIRCLE	(1=Not	at	all	important,	2=Slightly	

important,	3=Moderately	important,	4=Very	important,	

5=Extremely	important)
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Appendix 4: S3 List of outcomes elicited at workshops and identified in the literature 

review 

 

 

 

 

 

 

 

PATIENT-REPORTED OUTCOMES IDENTIFIED IN THE LITERATURE & DURING CONSUMER WORKSHOPS

General symptoms

Sleep quality

Difficulty sleeping

Sleepiness/tired

Fatigue/lack of energy/deconditioned

Appetite

Nausea/vomiting

Exercise tolerance/capacity

Vitals (HR, RR, O2 sat, BP)

Pain- physical 

Emotional distress/anxiety/worry

Activity level

Weight

Nausea/vomiting

Pain

Weakness/deconditioning

Sweating

Deconditioning

Chills/sweats

Headache

Tiredness

Fever

Feeling well

General health status

Exercise capacity/tolerance

Respiratory-related

Cough (productive/non-productive)

Cough without bracing

Wheeze

Shortness of breath/dysnoea (difficulty breathing)

Rattly chest

Haemoptysis (coughing up blood)

Cough frequency

Sputum production

Inability to clear/cough up sputum

Chest tightness

Cough waking at night
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Gastrointestinal-related

Abdominal pain

Stool frequency

Flatulence

Constipation

Faeacal incontinence

Distal ileal obstruction syndrome

Steatorrhoea

Diarrhoea/frequent bowel movements

Bloating

Pain in the bottom

Stool urgency

Nutrition

Weight

Height

Body-mass-index

Appetite

Intake

Mental health

Anxiety/worry/stress- general 

Anxiety/worry/stress- disease-specific

Mood

Depression/SADNESS

Grief/loss (of friends/other known patients)

Emotional well-being/regulation

Feeling 'normal'

Frustration

Self-acceptance/esteem

Irritability/crankiness

Feeling useless

Poor concentration

Poor cognition/ability to problem solve/executive functioning

Needle phobia

Reproductive health

Sexual functioning

Fertility

Menopause/andropause

Amenorrhoea

Puberty

Genitourinary

Urinary incontinence

Urinary prolapse

Renal stones

Ear nose and throat

Sinus infections 

Sinus congestion

Sinus-related pain

Loss of smell/taste
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Quality of Life (QoL)

General QoL

Disease-related 

Grief/loss

Functional outcomes (daily activities)

Impact on daily activities

Impact on physical activities/ability to play

Treatment burden 

Adherence

Hospitalisation

Financial stress/earning capacity

Social functioning

Relationships with friends, family

Intimate relations

Inability to meet personal/school/work goals (productivity)

Inability to attend school/work/daycare

Staying at home/'missing out' on social activities

Social isolation

Impact on parenting non-CF children

Employment (school/work attendance)

Visibility to the public/stay at home more than you want to

Self-acceptance

Time spent sitting/lying down

Normality

Costs to individual (e.g. of care, including treatments, therapy, employment)

Flexibility of treatments

Autonomy

Peer supports

Trauma

Carer well-being

Carer guilt (e.g. inability to provide desired level of care for other siblings)

Other complications of disease

Unknown long-term effects of therapy

Exocrine pancreatic function

PERT independent fat malabsorption

Pancreatitis

Osteoporosis/reduced bone density

Diabetes

Malignancy (E.g. colorectal)

Need for semi-permanent/permanent vascular access device
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Therapy-related side-effects

AMR. Development of AMR & acquisition of resistant strains, eradication of pathogens

Hearing loss

Renal impairment

Liver dysfunction

Abdominal pain

Abdominal distention

C. difficile colitis

Constipation

Cough/increased cough

Decreased appetite

Diarrhoea

DIOS

Fever

Nasal congestion/stuffy nose

Poor growth

Pulmonary congestion/chest congestion

Rectal prolapse 

Vomiting/emesis/nausea

Anaphylaxis

Rash

Drug allergy

Hoarseness

Moodiness

Depression

Gastrointestinal symptoms: bloating, loose stools, abdominal pain

Damage to vital organs

Visual problems. E.g. cataracts due to ORKAMBI

Photosensitivity

Steroid-related side-effects (Hypertension, glucose intolerance, friable skin)

Thrush
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Appendix 5 S4: General subnetwork 
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Appendix 6: S5 Gastrointestinal subnetwork 
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Appendix 7: S6 Mental health subnetwork 
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Appendix 8: S7 Functional subnetwork 
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Appendix 9: S1 Example DCE choice set from survey for people with CF 
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Appendix 10: S2 Attributes and levels for the DCE survey for people with CF 

 

 

 
 

Attribute

0 1 2 3

How often it's hard or painful to breathe Never Sometimes Often Always

How much mucus you cough up/swallow None A little A lot Huge amounts

How often you feel tired or lacking in energy Never Sometimes Often Always

How often you don't feel like eating at meal times Never Sometimes Often Always

How often you feel pain or discomfort (not related to breathing) Never Sometimes Often Always

How often you feel overwhelmed Never Sometimes Often Always

How often you get fevers or wake up with wet bedsheets from sweating Never Sometimes Often Always

How often treatment(s) get in the way of things you like to do Never Sometimes Often Always

How much treatment affects your ability to attend and keep with school/university/work Never Sometimes Often Always

How much of a problem you have with constipation, bloating or passing wind (farting) None/minimal Mild Moderate Severe 

Level
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Appendix 11: S3 Attributes and levels for the DCE survey for carers 
 

 
 

 

 

Attribute

0 1 2 3

How often is it hard or it hurts your child to breathe Never Sometimes Often Always

How much mucus your child coughs up/swallows None A little A lot Huge amounts

How often your child feels tired or lacking in energy Never Sometimes Often Always

How often your child doesn't feel like eating at meal times Never Sometimes Often Always

How often your child feels pain or discomfort not related to breathing Never Sometimes Often Always

How often your child feels sad or worried Never Sometimes Often Always

How often your child gets fevers or wakes up with wet bedsheets from sweating Never Sometimes Often Always

How often treatment(s) get in the way of things your child likes to do Never Sometimes Often Always

How much your child misses school/daycare/play activities due to treatment(s) Never Sometimes Often Always

How much passing hard poos or wind (farting) is a problem for your child None/minimal Mild Moderate Severe

Level
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Appendix 12: S4 DCE survey- adults 
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Appendix 13: S5 DCE survey- adolescents 
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Appendix 14: S6 DCE survey- carers 
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Appendix 15: S7 Retention of participants for DCE survey 

 

 

 

 

 

Survey progression People with CF (n=167, %) Carers (n=195 %)

Demographic information 161 (96.4) 185 (94.9)

Choice set 1 119 (71.3) 139 (71.3))

Choice set 2 112 (67.1) 127 (65.1)

Choice set 3 108 (64.7) 123 (63.1)

Choice set 4 108 (64.7) 115 (59.0)

Choice set 5 108 (64.7) 114 (58.5)

Choice set 6 106 (63.5) 112 (57.4)

Choice set 7 105 (62.9) 110 (56.4)

Choice set 8 103 (61.7) 109 (55.9)

Choice set 9 101 (60.5) 109 (55.9)

Choice set 10 100 (59.9) 107 (54.9)

Choice set 11 100 (59.9) 107 (54.9)

Choice set 12 99 (59.3) 107 (54.9)

Feedback completed 97 (58.1) 104 (53.3)

Total time for survey (mins) [median, IQR]* 9.5 [7.4-13.4] 12.4 [8.3-17.5]

*For those that completed the survey
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Appendix 16: S8 Survey feedback from participants 

 

Adults

There were a few other confusing parts;below it doesn't make sense to me how treatment b 'can never get in the way of what i want to do' but at the same time 'always affect my ability to attend and keep up with 

school/uni work'.  8. How often treatment(s) get in the way of things you like to do Always Never  9. How much treatment affects your ability to attend and keep with school/university/work Sometimes Always    

Also, with "how much mucus you cough up/swallow". my confusion is that a) as a symptom it's unpleasant and I would prefer to minimise but b) if it means i'm clearing out mucus that would otherwise stay in my 

lungs then it would be a positive. ie during tuneups i often clear more sputum as the antibiotics break down the bacterial colonies - it's unpleasant but it's a positive because there's less gunk left. I answered the 

survey assuming it was just a symptom (ie a).    my responses are also influenced by the length of treatment (ie 2 weeks or 3months). and the outcomes: are we looking at infection suppression or erradication. i 

would be more willing to put up with negative symptoms (temporary) if going for erradication. and permanent outcomes would also impact my decision: ie is this treatment gonig to increase likelihood of hearing 

loss? Is this treatment going to impact a pregnancy/breastfeeding? Again, I would preference a treatment with lots of negative temporary symptoms over a treatment with less short term negative symptoms if there 

was a substantial long term gain.

Maybe if i gave myself coalminers lung smoking marijuana i could imagine the scenarios described here!!! I simply clicked A for all 12 scenarios without even reading through them after i read the first two. The 

questions posed were great, the A or B choices in response to the questions didn't cover how i felt for many, too stunted n limited, required to much imagination!

It was hard as it was not always true .................. di dn't line up / some where correct and some where not and yet one had to pick one side / or the other. Didn't really work ? 

The 'overwhelmed' is a big factor for me, closely followed by cough, as it's socially displeasing, especially in this covid world.  To balance life and health is challenging, and overwhelming emotions, pain and 

fatigue are two of the biggest issues. Life is short and I want to fit in as much as possible!

Definetly an interesting survey compared to others 

Thank you for the opportunity to contribute to the survey.   I found it very hard, as there were several instances with no 'best' outcome. However that is the reality we often face.  For me, my biggest issue is chronic 

bloating, which leads to abdominal pain. So my answers have tended to lean towards treatments with the milder bloating symptoms.  Saying that, when lung function drops (through exacerbation) and breathing 

becomes an issue, then from a 'survival' perspective, I would tend towards treatments that make it less painful or hard to breathe as this can also lead to increased anxiety.  Whilst my genotype is CF, my phenotype 

appears to be of a lesser instance than for most. Notably, I do not produce a lot of mucus. Therefore I have tended to avoid treatments that produce huge amounts of mucus.  Tired / Energy. I do as much exercise as 

possible, the more I do, the more tired I am. It's a life balancing act. this is not a deal breaker question for me.  Eating. I don't ever really feel like eating (it's a chore for me), so again, this is not a deal breaker for me.  

Pain / discomfort. I have this a lot from my chronic bloating, so I would tend to avoid treatments that increase this.  Feeling overwhelmed. Generally I am happy and motivated. I would not view this as a deal breaker 

for me.  Fevers. Fortunately I never get this, so of all the symptoms, I would not prioritise this one.  Things you like to do. That's just life with CF. For a short period I am happy to compromise as required to get my 

health back on track.  Work. I work full-time, so this is a concern. My employer is sympathetic and I have plenty of sick leave, however this could become a bigger issue if the treatments become more regular.  

Bloating. Aaaarrggghhh, YES, every minute of every day. My main issue, so this will always be a key decision factor. However, I will also go back to breathing, I am used to chronic bloating, so would probably 

prefer that to having trouble breathing.  As a general comment, information is the key. As a patient I am keen to have as much information as possible to make an informed decision. Whilst I have come to the 

realisation that medicine is often 'educated guesswork', a medical practitioners opinion will always be highly valued. That is not meant to be a flippant comment, often there are no certainties, you have to go on 

someone's best judgement. My experience of medical practitioners has always been of the highest regard.  Good luck with your research.

I found in some answer i was 50/50 so it won't be very accurate. :0

Couldn’t change a lot of the sanario so not correct answers

I think you need to leave the instruction example of ‘how to answer the questions’ so that we can double check the instructions if necessary.  
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I think you need to leave the instruction example of ‘how to answer the questions’ so that we can double check the instructions if necessary. 

Adults

the whole survey was confusing.

Confusing survey

Some questions were contradicting to others... i found it elevated My anxiety 

The survey format was hard to understand 

I was confused by what was going on with the first question but once I clicked to the second I understood. A very tricky survey in the sense it was difficult to choose which parts of my health and wellbeing were 

more important over others in different scenarios. Thank you very much for undertaking cystic fibrosis research :)

Survey was I little confusing - the scenarios didn't always match up to all symptoms

I found this to be a Very weird survey To complete. Unsure how much my answers could  help.

It was difficult to choose as some symptoms are bearable whilst others are not.

What is the difference between huge amounts and a lot?

DID NOT THINK THE SURVEY WAS VERY GOOD OR USEFULL. IT WOULD NOT LET ME SELECT INDIVIDUAL ANSWERS.

Confusing from the point of view that in every question I appeared to be agreeing selecting the option that was mostly correct, but it included other aspects that were incorrect.

Bit confusing to understand what to do

I found the whole survey a bit confusing. I also be had trouble with the interface, esp with the introduction when windows were on top of windows. I almost gave up.

I found the survey quite straight forward. It made me wonder about the treatments they were representing. It also made me think about what is important to me with regards to my lifestyle and what I would be 

willing to compromise on to be able to function in another area. For example I don't mind having no appetite but I really still would like to be able to work and have less mucus. Very interesting survey.

My main focus is on breathing without pain or discomfort, other side effects came secondary and is how I answered these questions (mostly)

I found Scenario 11 the most likely scenario related to me personally.  Whenever difficulty or pain with breathing occurs I am generally unwell and therefore the mucous is increased.  Some questions I found a little 

conflicting especially questions 1 and 2 in the scenarios for that reason.  When I am well and lung function is good there is no problem with life in general, full time work and running a home.  When I am unwell, 

increasing tiredness, lethargy, poor lung function and increased mucous and poor appetite are common signs things are not going well.  I am CF mutation Double Delta F508.  Thank you for the opportunity to 

participate in this survey.

I found many of the questions hard probably because I don't experience many of the combinations in the scenarios ......... it was therefore hard to imagine them.  

I didn't really get it. I was mildly attuned to what it was you were trying to achieve. However, with it being quite confusing i lost interest at scenario 6 and stopped reading and basically picked the exact same answer 

for all remaining scenarios.   I just wanted to get to the end to provide feedback.

The way the questions were asked was confusing, and there was never applicable answers that I identified with in the same column ... So I had to choose a column that there were some symptoms that I didn’t 

identify with  
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Adults

A lot of this depends on context that is not provided. I can put up with a two week hellish treatment if it is effective for an exacerbation but if the treatment is longer I am likely to seek an option that I will be able to 

maintain consistently for the treatment period.   FYI with no extra information available I based my answers on a short treatment period.  I probably subconsciously associate increased mucus production / clearance 

with a more effective treatment.     Many of the questions were asking me to consider side effects that I do not normally experience so I don't have much to go on when trying to provide an accurate answer.    I 

understand you're trying to get simple comparison answers of what side effects are the most annoying but in reality I would not make these choices without additional information and treatment options.

I found these questions fascinating. Made me realise how much I am prepared the sacrifice so that I can breath comfortably. I had not realised that this was such a focus for me. 

I found the layout of the questionnaire fairly confusing. By the time I had read multiple differences in symptoms, I forgot the initial differences and therefore was choosing the scenario based on only a few of the 

symptoms. 

For some scenarios I couldn't help wondering if the people who created them had ever experienced the symptoms described because I felt there were some conflicts. For example, I think it was scenario 3? Where 

scenario A suggested that the treatment would cause pain when breathing but also that the person would never feel tired. As someone who has experienced pain when breathing I can't imagine a situation where there 

wouldn't be the accompanying fatigue. There were a few other scenario symptom situations that I felt conflicted and thus had trouble immersing myself in, but for the most part the survey was fine.

Choosing between two major evils like always having trouble breathing or not being able to lead a functional life is unacceptable. It is time for new, advanced, personalized resolutive treatments, also known as 

cures. We've had bad or poor treatment options for decades, we want gene therapy already, the technology exists. 

Carers

Well explained..thank you!  Let us hope we are not faced with some of these decisions!

I thought the question about treatments getting in the way was irrelevant as even minimal cf treatments I would argue get in your way (when your CF child is well). I don’t mind if a successful treatment (is making 

my child bring up lots of mucus) means they will miss time at school / kinder. My main concern is making my child as happy and comfortable (painless) as possible. For future surveys I think it would be good to 

knows the timeframe of the treatments and more general details of whats involved in the 2 treatment options so you can weigh up if loss of appetite for instance is an acceptable side effect given other benefits. I hope 

my answers help your research and I thank you for your interest in gaining parents insights into their children’s CF treatments.

While I believe mental health is important, I believe carers/patients should be offered the optimal physical treatments because better health will ultimately ensure better mental health overall. Even if treatments/meds 

seem burdensome at times, if they result in a healthier child, the child will be happier.

Easy to follow, clear questions. 

Thank you very much for you hard work.   It was a little confusing to understand at the beginning and I had to restart so I could watch the tutorial again. Once I got started I understood what was being asked and that 

it wasn't actually about my child now but the possible effects of an imaginary treatment options and which I thought would be the best. Very interesting thinking about weighting up the different side effects.   Thanks 

again. 

I have two children with CF so have completed the survey with my 12 yr old in mind. Both were late diagnoses at age 10 and 9. My (then) 10 yr old daughter was diagnosed with CF after chronic lung infections + 

bronchiectasis + pseudomonas infection. My now 10 yr old son was also diagnosed with CF as part of sibling genetic testing. He has been well apart from 2 prolonged bouts of bronchitis needing 1month augmentin 

(last year). His general health is otherwise excellent.  
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Carers

I finally completed the survey after multiple attempts. Initially I was basing my outcomes on when my son is well, and had been expecting scenarios to be shown, rather than just the treatments so I was too confused 

to continue. I then restarted and based it on how I wanted him to feel while in hospital (which wasn't entirely an incorrect way of thinking), then I focused on the treatment outcomes but by then was getting myself so 

confused that I halted and phoned Charlie for better understanding of what was wanted by my choices. Her explaining that for some lung function is a not negotiable option versus eg kidneys etc helped me navigate 

using my style of marking but considering as a whole before I finally pressed my response. This helped me with my final choices and feel comfortable that I wasn't compromising much or anything. Relieved to get it 

done. And obviously it does let you start multiple times from the same 'gadget' as each time I've been doing it from my PC. Just this is the furthest I have reached as I have completed it now

We’re there supposed to be written scenarios? Some of the times I picked a treatment but not all of the yellow questions were what I wanted.

The questions were challenging, It’s difficult to sacrifice one symptom for another! But a necessary choice to be able to get the best outcome as possible. The survey was easy to follow. Good instructions, and easy 

to complete. Thank you!

I think the duration of treatment would seriously alter my selection. It wasn't sure if all treatment options were the same length. Also, expected impact on health. Are all of equal final benifits? We'd be content 

enduring a more complex or difficult treatment if the outcome was substantially better. 

This is the worst survey that I have ever completed - so many things did not relate - but you had to choose one. So much information is skewed. I don't see how it is going to help.  But I hope it does.  VERY 

CONFUSING

i didnt feel it was a true representtion of me childs cf

I think a deciding factor not taken into account was the length of each treatment. If the treatment was a week feeling stressed or worried may not be too bad but if it was a long term treatment that would be a bigger 

issue. Same with questions on pain, tiredness and eating. 

Wow! That was challenging..... certainly a lot of food for thought, realise how lucky we have been to have rarely encountered these problems thus far.  Thank you, all the best for the rest of the study.

The survey was quite confronting - I don't want my child to have any negative symptoms either from their disease or from treatment options. Would you like your leg or arm cut off? Neither thanks! Who is going to 

want to choose either?

Certain questions did not apply to my child as there was no option to change the answers

Some scenarios were very challenging. In reality, I would feel quite distressed if I had to choose. One thing I considered was that treatment in this sense is medical and physI also. I justified some of my choices 

thinking that as a parent, I could help my daughters emotional state or seek further assistance with this if she needed it. This was a tough justification though!

It is difficult doing a survey when it is confusing and you dont get a sense of where it is going.      Sorry, but did not like or understand this survey.  If you want to involve the CF community in research then you 

should make the research easier to understand so that we can connect with it.

Certainly was confusing as some issues seem important to health but have a greater form of discomfort. -- Not sure a survey like this will give you any definitive value 

This was quite tricky to follow, I found it easy to move cursor from column to column as I considered each scenario.  On an ethical level for parents, should we be able to choose how much pain our children will 

undergo with treatment ?  No reimbursement required. Thankyou

Some questions were a bit hard because neither answer were true for me.

Very hard to choose between lung pain / hard to breath and no energy. Perhaps there could be a neither option ? Just that one I found very confronting. 

The survey was confusing and difficult to work out what was required. The choices didn't really make sense and I'm not sure how the results can inform the provision of better care for people with CF.  
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The survey was confusing and difficult to work out what was required. The choices didn't really make sense and I'm not sure how the results can inform the provision of better care for people with CF.

Carers

Maybe would have been helpful within survey to rate things in terms of importance as went along

My answers may have changed if a time frame was given - and also what the consequences long term might be.

Quite a few times I didn't want to tick either option! I don't want my child to hurt when breathing or be in pain, to feel lethargic or to miss school! 

The survey was hard. Trying to decide what symptoms you think are 'liveable' for your child and what option they would want me to choose. I also think that this survey would look very different depending on the 

age of my child at the time I complete it. The complexities of managing babies is very different to managing older children and teenagers. I think I might make different choices in a few years time? 

I understand the concept but it’s pretty difficult to imagine some of these scenarios  - eg the child is always sad/ upset but full of energy   - or the child has no energy but is not sad/upset     Thanks 

This type of survey is really annoying  I wont be doing any more of these and wanted to stop after the third screen

I found the survey very confusing would be easier it it was 1 question to 1 answer.  

This type of Survey is SO HARD to understand. Not all things are relevant, and to the extend you list.  I find the whole survey confusing.

I found this survey really challenging, and think my answers are probably inconsistent. I became aware after the first few scenarios, that I was prioritising my child's physical health (e.g. selecting responses that 

minimised difficulty breathing and less pain) over mental health. As the survey progressed, I found it more and more difficult to choose one over the other, and by the end, I was selecting more of the responses that 

prioritised my child being less sad and worried. In one of the later responses, I could not choose a treatment that would leave my child ALWAYS sad and worried, irrespective of the other considerations. I wonder if 

I did choose this option in the first few scenarios? 

While I chose the least symptom experienced per scenario giving me a majority A or B, sometimes I would choose the other majority column to override based on a preferred outcome of one experience which was 

more desirable than all my other answers. 

The survey needs to contain a sensitivity warning about the fact that this survey contains difficult decisions to be made which some people may find upsetting. No parent wishes their child to experience any pain or 

discomfort, nor miss out on anything. The reality of CF is that they do experience ill health and pain, however we are emotionally charged in regards to our children which can be in stark contrast to the clinical 

researcher,s who are passionate yet not emotionally involved. Thank you!

I think this survey was quite confronting as a parent of a young child with CF who, thankfully, hasn’t had to face exacerbations. We weren’t given an “option 3” that was without the difficult things such as pain or 

worry, or difficulty breathing. It just shows that there’s no “easy way out” with treating CF and so, we need to hope and pray fervently that the researchers will soon find a cure for this genetic condition.

It was hard to compare the treatments, holding all the different choices in your mind while weighing them up. Not sure my choices were consistent

I did find it hard to put the scenarios when the different circumstances didn’t match

These types of repetitious surveys are quite annoying 

Question 3 was particularly difficult as both options sounded awful. I was particularly concerned about the symptoms 'hurts to breathe' 'always in pain or always sad or worried. It was sometimes very difficult to 

choose an option.

I would prefer to select each column for my answers. I felt A,B answer could be one or the other.

The survey was tricky but the tutorial made it clear how to approach the scenarios. Highlights the difficulty of prioritising what I value most in terms of quality of life for my CF child. Thanks

Adolescents

It was a good survey and well explained. I was quite sure what was meant about overwhelmed but I assumed it meant with treatment burden. Overall good survey!

Great Survey! A little bit repetitive at some points.   
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