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Emicizumab – early studies

Improvements in:
• Bleeding outcomes
• Quality of life
• School and work 

attendance

Could it be as good as we 
hope?

Skinner 2019



RCH 
experience

• 83 children commenced on emicizumab 
by 2023 

• Two groups: 
• Transitioned from factor 8 prophylaxis
• New diagnosis

• Experience matched the literature – strong 
preference for emicizumab, marked 
reduction in bleeding episodes

• A subset of families reported challenges 
with the emicizumab injections



Emicizumab injections in the literature

• Very little
• 2020 – multicentre study in 

the USA noted 
unanticipated “initial fear 
and resistance to 
subcutaneous 
administration” 

• 2023 – survey by a Dutch 
patient society 

Kruis 2023, McCary 2020



Aims and 
objectives

Aim:

To explore the experience of procedural pain and anxiety 
associated with subcutaneous emicizumab prophylaxis 
in patients with haemophilia A 

Objectives:

To assess the presence and degree of procedural pain 
and anxiety associated with subcutaneous emicizumab 
prophylaxis and explore the change over time 

To explore the factors that influence the child and 
parent/guardian experience of emicizumab 
administration 



Method – phase 1
• RedCAP survey of young people receiving emicizumab and their 

parents/guardians
• Demographics
• Visual analogue scale for the child’s pain and anxiety 

at 4 time points
• Visual analogue scale for the parent’s anxiety at 4 

time points (parent report)
• McMaster Family Assessment Device
• Spence Children’s Anxiety Scale

• Younger children (6-12 years) only answered for the current 
timepoint - no retrospective component



Method – phase 2

Focus group discussions 
with parents

Semi structured interviews 
with adolescents

Exploring:
- injection experience

- coping strategies 
- recommendations for 

education/resources

Audio recording for data 
collection Reflexive thematic analysis



Participant demographics

Variable Parent survey Child survey

Respondents (number) 33 13

Age of child (mean, range) 9.3 years (1-18) 12.1 years (6-16)

Age commencing 
emicizumab (mean)

7.6 years 10.5 years

Previous factor 8 (number) 24 13



Survey results: child anxiety (parent-report)

Factor VIII group: 
• Initial increase in anxiety
• Reduction of 35 points 

(p<0.001)

No factor VIII group:
• Higher starting anxiety
• Smaller but significant 

reduction in anxiety (23 
points, p=0.036) 

Exceeds minimal clinically meaningful 
difference of 20mm



Child pain (parent-report)

Factor VIII group: 
• Initial increase in pain
• Reduction of 31 points 

(p<0.001)

No factor VIII group:
• Non-significant reduction in 

pain (14 points, p=0.238) 

Exceeds minimal clinically meaningful 
difference of 20mm



Parental procedural anxiety 

Factor VIII group: 
• Initial increase in anxiety
• Reduction of 46 points 

(p<0.001)

No factor VIII group:
• Higher starting anxiety
• Reduction of 28 points 

(p<0.001) 

Exceeds minimal clinically meaningful 
difference of 20mm



Predictors of pain and anxiety

Anxiety (VAS) Pain (VAS)
N B (95%CI) p B (95%CI) p

3mo after starting emicizumab
Age [years] 33 -3.1 (-5.1,-1.1) 0.004 -1.7 (-3.3,0.0) 0.051
Australian country of birth 33 2.9 (-20.0,25.9) 0.797 3.4 (-14.4,21.1) 0.700
Mother education [Degree+] 31 -18.0 (-50.5,14.5) 0.266 -24.9 (-48.7,-1.0) 0.042

Factor VIII 33 -19.7 (-44.5,5.0) 0.114 -7.2 (-27.0,12.6) 0.461
Injection frequency [4 weeks] 33 24.8 (3.5,46.2) 0.024 19.5 (3.0,36.1) 0.022
Injection site [leg] 33 -5.3 (-37.3,26.6) 0.736 -0.3 (-25.1,24.5) 0.983
Injector: parent* 33 20.3 (-4.4,45.0) 0.103 9.3 (-10.4,28.9) 0.344
Injector: mother* 33 14.4 (-8.2,37.0) 0.203 10.4 (-7.2,28.0) 0.239

FAD - General Functioning 25 2.9 (-3.9,9.7) 0.389 1.6 (-3.5,6.7) 0.527
SCAS/PAS Generalised Anxiety 30 1.3 (0.1,2.5) 0.034 1.1 (0.1,2.1) 0.030
Parental Anxiety [at time] 33 0.9 (0.6,1.3) <0.001 0.7 (0.4,0.9) <0.001



Satisfaction

“It has given us so much weight off our shoulders 
and allows us as his parents to live a normal life 
without worrying about him all the time.”
Jenna, mother of Vincent (4 years)

58%

39%

3%

“I believe that, despite my initial experience with emicizumab being 
somewhat unpleasant, it is well worth swapping to the new treatment 
plan. It's easier to manage and injury is not as much of a concern.”
Herb, 16 years

Names have been changed for confidentiality



Phase 2 – parent participants

Number of 
participants

Treatment prior to 
emicizumab

Mean age of 
participants’ 

child

Mean age at 
emicizumab 

commencement

Focus group 1 6 Nil 4 years 8 months 18 months

Focus group 2 4 Factor 8 
prophylaxis via port

9 years 9 months 6 years

Parent interview 1 Factor 8 
prophylaxis via port

7 years 3 years



Phase 2 – adolescent participants

Age Treatment prior to 
emicizumab

Age at emicizumab 
commencement

Years of 
emicizumab

Participant 1 18 Factor 8 prophylaxis via 
port

14 years 3.5 years

Participant 2 18 Factor 8 prophylaxis via 
port

14 years 3.8 years



Themes

•Gratitude
• Injection experiences are variable
• Time and strategies help
• Community support



“I am fully satisfied with this medicine. I 
can't explain how amazingly it works.”
Marco, father of Quinn (10 years)

“This treatment has kind of allowed me to 
push myself and push the boundaries of 
haemophilia more.” 
James (18 years)

“He can live a normal life now.”
Caroline, mother of Sam (5 years)

Names have been changed for confidentiality

Gratitude



Themes

• Gratitude

• Injection experiences are 
variable

• Time and strategies help
• Community support



“My son gets anxious when he knows it’s 
coming. So when he gets anxious, it makes me 
anxious.” 
Nia, mother of Ahmed (5 years)

“You know, you don't really think about it. You're 
like, oh, yeah, I've got to do [Hemlibra] today. 
You get it done. That's it.”
Cohen (18 years)

Names have been changed for confidentiality

Injection 
experience 
varies



Themes

• Gratitude
• Injection experiences are variable

•Time and strategies help
• Community support



“So, we're starting to find little trick triggers that 
could make him feel comfortable and then it slowly 
slowly got better.” 
Marco, father of Quinn (10 years)

“It's especially if you push too hard, there's a bit 
more pain. So, yeah, slower is usually better.”
James (18 years)

“I know it's hard now, but it will get better and it will 
get easier… if you've got the option to do it monthly, 
go with that. Because I found that worked and then 
use an incentive to turn it into a positive 
experience.”
Lisa, mother of Gus (7 years)

Names have been changed for confidentiality

Time and 
strategies 
help



Themes

• Gratitude
• Injection experiences are variable
• Time and strategies help

•Community support



Community 
support

“Just a bit of comfort knowing that there are 
other…kids experiencing this and just being able 
to bounce experience off one another with just 
what we like, what we don't like and any, I guess, 
little tips and tricks for injections or…that sort of 
thing.” 
James, 18 years

Names have been changed for confidentiality



Conclusion

• Some young people and their families have 
have found the injections challenging

• Satisfaction remains high due to efficacy
• What helps those experiencing distress 

with injections?

Rituals – 
distraction, EMLA, 

rewards 

Reducing 
frequency

Injection site – 
changing site, 

higher on the thigh

Injecting slowly Another adult to 
support

Peer networks and 
community

Time



What would 
you tell 
children 
starting 
emicizumab?

“I found that this treatment has kind of allowed 
me to push myself and push the boundaries of 
haemophilia more…and I felt comfortable doing 
so as well. I felt confident trialling new sports 
and kind of challenging myself physically. So I'd 
say for younger kids and parents as well, just 
not to restrict themselves or their child as much 
as, say, if they were on Factor 8 originally. That 
Hemlibra just provides…more freedom.”

James, 18 years
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