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Summary of Clinical Trial Results  

A study to look at how safe cobimetinib was in children and young adults with 
relapsed or refractory solid tumours – and how well it worked 

 

See the end of the summary for the full title of the study. 
 

About this summary 

This is a summary of the results of a clinical trial (called a ‘study’ in 
this document) – written for: 

• members of the public and  

• people who took part in the study.  
 
This summary is based on information known at the time of 
writing.  
 
This study started in May 2016 and finished in July 2021. This 
summary was written after the study had ended.  

 

Contents of the 
summary 

1. General 
information about 
this study 

2. Who took part in 
this study? 

3. What happened 
during the study? 

4. What were the side 
effects? 

5. What were the 
other results of the 
study? 

6. How has this study 
helped research? 

7. Are there plans for 
other studies? 

8. Where can I find 
more information? 

No single study can tell us everything about the risks and benefits 
of a medicine. It takes lots of people in many studies to find out 
everything we need to know. The results from this study may be 
different from other studies with the same medicine. 
 

• This means that you should not make decisions based on this 
one summary – always speak to your doctor before making 
any decisions about your treatment. 

 
Thank you to the people who took part in this study 

The people who took part in this study have helped researchers to answer important 
questions about certain types of cancer in children and young adults (known as ‘relapsed or 
refractory solid tumours’) and the medicine studied – cobimetinib. 
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Key information about this study 

• This study was carried out to find out how safe cobimetinib (the medicine being studied) was 
in children and young adults with relapsed or refractory solid tumours that are thought to be 
caused by an overactive enzyme known as MEK, and how well it worked. 

• In this study, people were given cobimetinib, a type of targeted cancer therapy. 

• The study included 56 children and young adults from seven countries. 

• The main finding was that the appropriate dose of cobimetinib for use in children was 
identified. 

• Side effects were similar to those seen in adults treated with cobimetinib in other clinical 
studies. 

• Cobimetinib reduced the size of some people’s tumours, but in most people their cancer 
either stayed the same or got worse.  
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1. General information about this study 
 
Why was this study done? 

This study was conducted in children and young adults with different types of relapsed or 
refractory solid tumours thought to be caused by an overactive enzyme known as MEK. 
 
The kinds of tumours that these people had included: 
 

• Central nervous system tumour (often called low-grade or high-grade glioma) 

• Embryonal rhabdomyosarcoma (often called RMS) 

• Non-rhabdomyosarcoma soft tissue sarcoma (often called NRSTS) 

• Neuroblastoma 

• Plexiform neurofibroma 

• Melanoma 

• Malignant peripheral nerve sheath tumour (often called MPNST) 

• Rhabdoid tumour (including atypical teratoid/rhabdoid tumour, often called ATRT). 
 
The people in this study had tumours that are called ‘relapsed’ because the cancer has come back 
after being treated, or ‘refractory’ because the cancer initially responded to treatment but has 
now stopped responding to that treatment. 
 
In people with relapsed or refractory tumours, the survival rate is low and there are no known 
treatments available to cure the cancer. 
 
Researchers are therefore interested in looking at new medicines that might help improve 
outcomes in people with these cancers. 
 
This study was done to find out whether cobimetinib was safe to use and how well it worked in 
children and young adults with solid tumours who already had previous cancer treatment. 
 
Their treatment might have included surgery, radiation therapy, chemotherapy, targeted therapy 
(medicines that help the cancer stop growing or spreading), or a combination of these.  
 

What was the study medicine? 

In this study, people were treated with a drug called cobimetinib (known by its brand name, 
COTELLIC®). 

• Cobimetinib (pronounced ‘coh – bee – met – in – ib’) 
o Cobimetinib is a type of cancer therapy that targets an enzyme known as MEK. 
o By targeting MEK with cobimetinib, the growth of cancer cells may be slowed 

down and the tumour may shrink.  
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What did researchers want to find out? 

The main question that researchers wanted to answer was: How safe was cobimetinib in 
children and young adults? (see section 4 “What were the side effects?”)  
 

This main question can be split up into two questions: 

1. What were the side effects of the study medicine? 
 

2. How serious were the side effects? 

 
Side effects are unwanted medical problems that happen during a study. The researchers looked 
at what side effects happened and how bad they were, to help learn more about the safety of 
the study medicine. 
 
The researchers also wanted to know: How well did cobimetinib work at reducing the size of 
the tumours? (see section 5 “What were the other results of the study?”) 
 
The researchers measured how people’s cancer changed during treatment with cobimetinib. 
 
They worked out how many peoples’ cancer got smaller during this time, including people whose 
cancer went away as well as people whose cancer got a bit better. This is known as the overall 
response rate. They also monitored how many peoples’ cancer stayed the same or got worse. 
 

What kind of study was this? 

This was a ‘Phase 1/2’ study. This means that cobimetinib has been tested before in a number of 
adults with different cancers, but this study was the first time it had been tested in children and 
young adults with solid tumours.  

 
In this study, children and young adults with relapsed or refractory solid tumours took 
cobimetinib – this was to find out how safe cobimetinib was in these people, how well it worked 
to reduce the size of their tumours and to identify the appropriate dose for use in children. 
 
This was an open-label study. This means that the people taking part in the study and the study 
doctors knew what study medicine each person was given. 
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When and where did the study take place? 

The study started in May 2016 and finished in July 2021. This summary was written after the 
study had ended. 

 
The study took place at 17 study centres – across seven countries, these were in Europe, Israel, 
the United Kingdom and the United States of America. 
 
 

 
 
 
 
 
 

 

2. Who took part in this study? 

In this study, 56 children and young adults with relapsed or refractory solid tumours took part. 

People who took part in the study were between 3 and 29 years of age.  

More information about these people is given below.  

 
 

• France 
• Germany 
• Israel 
• Italy 
• Spain 
• United Kingdom 
• United States of America 
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People could take part in the study if they: 

• Were at least 6 months old, but not more than 30 years old 

• Had a solid tumour thought to be caused by an overactive enzyme known as MEK  

• Had cancer that had relapsed (come back after being treated) or was refractory (stopped 
responding) to previous treatment 

• Needed a varying amount of assistance, or had mild-to-moderate restrictions, in carrying out 
activities as well as they could before they had the cancer (Lansky PS ≥50% for children <16 
years and Karnofsky PS ≥50% for young adults ≥16 years). 

 
People could not take part in the study if they: 

• Were pregnant or breastfeeding   

• Had previously taken cobimetinib or any medicines that work in a similar way to cobimetinib 

• Needed to take certain medicines that were not allowed on this study 

• Were unable to take medicines orally (by mouth) 

• Had problems with their stomach or gut that could affect how well the body takes up 
medicines (impaired gastrointestinal absorption). 

 
 

3. What happened during the study? 

• During the study, people were given cobimetinib either as a tablet (taken by mouth) or as 
a suspension (taken by mouth) every day for 3 weeks, followed by a 7-day break (known 
as a ‘treatment cycle’).  

• People in the study took cobimetinib until their cancer got worse, they experienced 
unacceptable side effects, they died or they withdrew from the study. 

• When the study finished, the people who took part were asked to go back to their study 
centre for more visits to check their overall health.  

 
Look below to see more information about what happened in the study.  
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4. What were the side effects? 

Side effects are medical problems (such as a headache) that happen during the study. 

• They are described in this summary because the study doctor believes the side effects were 
related to the treatment in the study. 

• Not all of the people in this study had all of the side effects. 

• Side effects may be mild to very serious and can be different from person to person. 

• It is important to be aware that the side effects reported here are from this single study and 
may be different from those seen in other studies. 

 
Serious and common side effects are listed in the following sections. 
 
Serious common side effects 

A side effect is considered ‘serious’ if it is life-threatening, needs hospital care or causes lasting 
problems. 

 
During this study, around 7 out of every 100 people (7%) had at least one serious side effect. 
 

Most common side effects 

During this study, around 9 out of every 10 people (89%) had a side effect that was not 
considered serious.  

The most common side effects were diarrhoea, abdominal pain and feeling tired, as shown in the 
picture below. 

Some people had more than one side effect – this means that they are included in more than one 
of the pictures below.  

 

 

 
During this study, 6 out of 56 people (11%) decided to stop taking cobimetinib because of side 
effects: 

• These side effects included eye problems (retinal detachment, keratitis and 
chorioretinopathy), heart rhythm disorders (QT prolongation) and difficulty in thinking or 
concentrating (encephalopathy) 

• Most of these side effects occurred while the doctors were testing different doses of the 
study medicine and learning which was the best dose to use. 

 
None of the people in the study died because of a side effect.  

 

You can find information about other side effects (not shown in the sections above) on the 

websites listed at the end of this summary – see section 8. 
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5. What were the other results of the study?  

Overall, researchers found that there were no new side effects for children and young adults who 
were given cobimetinib. However, they found that cobimetinib did not work as well as they 
expected when given as a single treatment.  

 

How well did cobimetinib work at reducing the size of the tumours? 

Researchers took measurements from scans of each person’s tumour to check whether their 
tumour got smaller or disappeared after taking cobimetinib.  

For most people in this study, their cancer did not improve when taking cobimetinib.  
 

How well did the study medicine work? 
 

• When taking the study medicine, only a few people’s cancer got smaller (3 out of 56 
people [5%]), while for most people their cancer stayed the same (33 out of 56 people 
[59%]). In other people, their cancer got worse (13 out of 56 people [23%]). 
 

Effects of cobimetinib on the size of the tumours 

 

 
• All of the people whose cancer got smaller had a type of solid tumour known as a low-

grade glioma. 
 

• People whose cancer stayed the same had an average of 11 months without any 
worsening of their cancer. 
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6. How has this study helped research? 

The information presented here is from a single study of 56 children and young adults with 
relapsed or refractory solid tumours. These results helped the researchers learn more about 
these solid tumours and the study medicine, cobimetinib. 

Researchers found that there were no new side effects for children and young adults who were 
taking cobimetinib compared with the side effects that had already been seen in adults. However, 
they found that cobimetinib did not work as well as they expected when given as a single 
treatment. 

 
No single study can tell us everything about the risks and benefits of a medicine. It takes lots of 
people in many studies to find out everything we need to know. The results from this study may 
be different from other studies with the same medicine. 
  

• This means that you should not make decisions based on this one summary – always speak 
to your doctor before making any decisions about your treatment. 

 

7. Are there plans for other studies? 

At the time of writing this summary, no more studies looking at cobimetinib in children or young 
adults with solid tumours are currently planned.  

 

8. Where can I find more information? 

You can find more information about this study on the websites listed below: 

• https://clinicaltrials.gov/ct2/show/NCT02639546  

• www.clinicaltrialsregister.eu/ctr-search/search?query=2014-004685-25   

• https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-cobimetinib-
in-pediatric-and-youn.html  

 
If you would like to find out more about the results of this study, the full title of the relevant 
scientific paper is: “Cobimetinib in paediatric and young adult patients with relapsed or refractory 
solid tumours (iMATRIX-cobi): A multicentre, phase I/II study”.  
 
The authors of the scientific paper are: Tanya Trippett, Helen Toledano, Quentin Campbell 
Hewson, Arnauld Verschuur, Anne-Marie Langevin, Isabelle Aerts and others.  
 
The paper is published in the journal ‘Targeted Oncology’ and can be accessed at this link: 
https://doi.org/10.1007/s11523-022-00888-9.  

 
Who can I contact if I have questions about this study? 

If you have any further questions after reading this summary: 

• Visit the ForPatients platform and fill out the 
https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-
cobimetinib-in-pediatric-and-youn.html  

• Contact a representative at your local Roche office. 

 
If you or your child took part in this study and you have any questions about the results: 

• Speak with the study doctor or staff at the study hospital or clinic. 

https://clinicaltrials.gov/ct2/show/NCT02639546
http://www.clinicaltrialsregister.eu/ctr-search/search?query=2014-004685-25
https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-cobimetinib-in-pediatric-and-youn.html
https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-cobimetinib-in-pediatric-and-youn.html
https://doi.org/10.1007/s11523-022-00888-9
https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-cobimetinib-in-pediatric-and-youn.html
https://forpatients.roche.com/en/trials/cancer/safety-and-pharmacokinetics-of-cobimetinib-in-pediatric-and-youn.html
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If you have questions about your/your child’s treatment: 

• Speak to the doctor in charge of your/your child’s treatment. 
 
Who organised and paid for this study? 

This study was organised and paid for by F. Hoffmann-La Roche Ltd who have their headquarters 
in Basel, Switzerland. 

 
Full title of the study and other identifying information 

The full title of this study is: “A phase I/II, multicentre, open-label, dose-escalation study of the 
safety and pharmacokinetics of cobimetinib in paediatric and young adult patients with 
previously treated solid tumours”. 
 

• The protocol number for this study is: GO29665. 

• The ClinicalTrials.gov identifier for this study is: NCT02639546. 

• The EudraCT number for this study is: 2014-004685-25. 
 


