


About this summary

General information about this study

Who took part in this study?

What were the side effects?

What happened during SUNFISH Part 1?

How has this study helped research?

What happened during SUNFISH Part 2?

Additional information

This summary includes the following information:

https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/SMA_SUNFISH_Lay%20person%20summary_Updated%20version.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/LPS_BP39055_SUNFISH_interim%20results_January2022_English.pdf


What is SMA?

Types of SMA

SMA type
Age that

symptoms start Impact



Why was this study done?



What causes SMA? (1/2)



What causes SMA? (2/2)

SMN1 SMN2SMN1 SMN2

In healthy people In people with SMA



What is risdiplam, and how does it work?

SMN1 SMN2

DNA

mRNA

Protein

RISDIPLAM



• A primary endpoint 

• Secondary endpoints 

• Exploratory endpoints

What were the aims of the study?



The SUNFISH study was divided into two parts:

SUNFISH Part 1 

SUNFISH Part 2 

Both parts of the SUNFISH study are now complete.



What did the researchers want to find out in SUNFISH Part 1?

What were the main things (the primary endpoints) that researchers wanted to find out in SUNFISH 
Part 1?

primary endpoints

safety tolerability pharmacokinetics pharmacodynamics

Pharmacokinetics PK
Pharmacodynamics PD

Safety and tolerability 



What did the researchers want to find out in SUNFISH Part 2?

What was the main question (the primary endpoint) that researchers wanted to answer in SUNFISH 
Part 2?

• primary endpoint 

•

32-item Motor Function Measure MFM32

What were other important questions (the secondary endpoints) that researchers wanted to answer in SUNFISH 
Part 2?

•

• Revised Upper Limb Module 
RULM

• Hammersmith 
Functional Motor Scale – Expanded HFMSE

•

SMA Independence Scale – Upper Limb Module SMAIS-ULM



How did the researchers assess physical ability in SUNFISH?

Standing position and transfers 

Axial and proximal limb function 

Distal limb motor function 

The 32-item Motor Function 
Measure (MFM32)

The Hammersmith Functional  
Motor Scale – Expanded 

(HFMSE)

The Revised Upper 
Limb Module (RULM)

https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf


How did researchers assess independence in SUNFISH?

•

•

Bathing and hygiene

Picking up small objects

Dressing Moving large 
objects

Eating and drinking Hand dexterity

SMA Independence Scale–Upper Limb Module (SMAIS-ULM) 

https://assets.sma-europe.eu/Understanding_the_MFM_the_SMAIS_in_the_Context_of_Outcome_Measurements_in_SMA_Final_4054983127.pdf


How was the SUNFISH study designed?

double-blind placebo-controlled randomised

‘Double-blind’

‘Placebo-controlled’

‘Randomised’ 



When and where did the study take place?

•

•

•

•

•

•

•

•

•

•

•

•

•

•

•



Who could take part in the study?

Main inclusion criteria Main exclusion criteria

People could take part in Part 1 if they:

•

People could take part in Part 2 if they:

•

(non-ambulant means unable to walk10 m without help)

•

(can raise 1 hand or 2 hands to mouth but cannot raise a cup 
with a 200 g weight in it to mouth) 

•

People could not take part in either Part 1 or Part 2 if they:

•

•

•

•

The following were the main requirements for people to take part in the study:

https://clinicaltrials.gov/ct2/show/NCT02908685


open-label

What happened during SUNFISH Part 1?

‘Open label’



73% 

27% 57% 

47% 53% 

7

SUNFISH Part 1 enrolled 51 people



What were the main results of SUNFISH Part 1?
The main aim (primary endpoint) of SUNFISH Part 1 was to decide on the recommended dose of risdiplam for the 
treatment of people with Type 2 or Type 3 SMA



What happened during SUNFISH Part 2?

double-blind placebo-controlled randomised

open-label

Received placebo Received risdiplam

Received risdiplam

Double-blind
placebo-controlled

randomised

Received risdiplam

‘Open label’



49% 51% 

9
29% 

71% 

67% 

32% 

SUNFISH Part 2 enrolled 180 people



What were the main results of SUNFISH Part 2?
The main aim (primary endpoint) of SUNFISH Part 2 was to investigate the efficacy of risdiplam (how well risdiplam works). 

+1.36 points in people who received risdiplam –0.19 points in people who received placebo

-0.5

0

0.5

1

1.5

2

Risdiplam group
(120 people)

Placebo group
(60 people)

Average (least squares 
mean) change in the total 
MFM32 score after 1 year 

of treatment +1.36

–0.19

Difference = 1.55 

People treated with 
risdiplam had significantly 
improved functional ability 

measured by the MFM32 
compared with those not 

taking risdiplam



Summaries have previously been produced that show the full 
SUNFISH results after 1 year and 2 years of treatment

https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/SMA_SUNFISH_Lay%20person%20summary_Updated%20version.pdf
https://forpatients.roche.com/content/dam/patient-platform/lps/sunfish/LPS_BP39055_SUNFISH_interim%20results_January2022_English.pdf


Information about side effects is now available for people in 
SUNFISH treated with risdiplam for up to 5 years

•

•

•



What were the serious side effects in SUNFISH Part 1 over 
5 years of treatment?

In SUNFISH Part 1, no serious side effects were reported that were thought to be related to taking risdiplam by 
the study doctors.

Most common serious side effects not 
related to risdiplam What percentage of people reported 

this side effect?

(pneumonia)
10%  

(femur fracture) 4%  



What were the non-serious side effects in SUNFISH Part 1 
over 5 years of treatment?

Most common non-serious side effects What percentage of people 
reported this side effect?

(pyrexia) 65% 

(vomiting) 39%

37% 

(upper respiratory tract infection)
35% 

(nasopharyngitis) 31% 

(gastroenteritis)

27% 

(oropharyngeal pain) 25% 

(influenza) 24% 

20% 



What were the non-serious side effects in SUNFISH Part 1 
that were related to risdiplam over 5 years of treatment?

In SUNFISH Part 1, 25% (13 out of 51) of people had reported non-serious side effects. Their doctors 
reported these side effects as related to risdiplam treatment.

Most common non-serious side effects 
related to taking risdiplam What percentage of people reported this 

side effect?

6% 

(abdominal pain) 4% 



What were the serious side effects in SUNFISH Part 2 over 
5 years of treatment?

Most common serious side effects What percentage of people reported 
this side effect?

(pneumonia) 11% 

(upper respiratory tract infection)
(pyrexia)

3% 

(gastroenteritis)
(influenza)

(femur fracture)

2% 

2% 

(atelectasis)
(respiratory disorder)

(nephrolithiasis)

(gastritis)
(vomiting)

(bacteraemia)
(bronchitis)

(lower respiratory tract infection)
(lower respiratory tract infection caused by a virus)

(aspiration pneumonia)
(respiratory tract infection)

(viral upper respiratory tract infection)

1%



What were the serious side effects in SUNFISH Part 2 that were 
related to risdiplam over 5 years of treatment?

• (pneumonia)

• (hypoglycaemia) 

• (gastroenteritis) 

• (upper respiratory tract infection)

• (bronchitis)

• (asthma)

• (gastrointestinal haemorrhage)

• (gastritis)

• (metabolic acidosis)



What were the non-serious side effects in SUNFISH Part 2 
over 5 years of treatment?

Most common non-serious side effects What percentage of people reported 
this side effect?

(upper respiratory tract infection)
42% 

(nasopharyngitis) 41% 

(pyrexia) 34% 

33% 

26% 

(vomiting) 26% 

25% 

20% 

(gastroenteritis)
(pneumonia)

16% 



What were the non-serious side effects in SUNFISH Part 2 that 
were related to risdiplam over 5 years of treatment?

Non-serious side effects What percentage of people 
reported this side effect?

(haematuria) 6% 

(upper respiratory tract 
infection)

5% 

3% 

(activated partial 
thromboplastin time prolonged)

2% 

(nausea) 2% 

(abdominal pain upper)
(pneumonia)

(maculopapular rash)

(coagulopathy)
(hepatic steatosis)

(pyrexia)

1% 



How has this study helped individuals living with SMA and 
researchers?



The FIREFISH study was designed differently to the SUNFISH study

The data from FIREFISH and SUNFISH are presented differently

Additional information



Additional information

•

•

https://clinicaltrials.gov/ct2/show/study/NCT02908685
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/a-study-to-investigate-the-safety--tolerability--pharmacokinetic1.html
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/a-study-to-investigate-the-safety--tolerability--pharmacokinetic1.html
https://forpatients.roche.com/en/trials/muscle-and-peripheral-nerve-disease/sma/a-study-to-investigate-the-safety--tolerability--pharmacokinetic1.html

