
What is the VANILLA study?
• �e VANILLA study is a phase 2 study that 

looked at the e�ectiveness and safety of 
balovaptan in adult men with autism

• Balovaptan is a new medicine under 
investigation to see how it may reduce the 
e�ect of vasopressin in the brain

• Vasopressin occurs naturally in the body
- In the brain it has a role in controlling social 

behaviors and could play a role in autism
- In other parts of the body it has separate 

functions not expected to be a�ected by 
balovaptan, such as regulating water and 
salt balance in the kidneys 

• Medicines that reduce the e�ect of vasopressin 
in the brain might change how people with 
autism perceive or express themselves socially 
and emotionally

• �e VANILLA study aimed to answer whether 
balovaptan:
- Improves social behavior and communication
- Makes it easier to deal with everyday 

activities and social/emotional situations
 - Reduces the severity of symptoms, such as 

restricted and repetitive behaviors, irritability, 
mood, and anxiety

- Has any adverse reactions when taken for
12 weeks

- Can be used in further studies and at what dose
• VANILLA is the �rst study with balovaptan to 

be completed in people with autism; other studies 
are currently underway

• Balovaptan is not approved or available as 
a treatment

Detailed information about the VANILLA study 
can be found at www.ClinicalTrials.gov.
�e study number is NCT01793441

Vasopressin ANtagonist to Improve SociaL Communication in AutismVANILLA
�is summary of the clinical trial called VANILLA was prepared in October 2018 to provide trial 
participants with information on the results. Roche, the sponsor of this trial, would like to thank the 
participants and their families and caregivers for their contributions, and the investigators. If you have 
any queries about intervention options in your country, please speak with your health care professional

The VANILLA study: a phase 2 trial 
of balovaptan compared with 
placebo in adult men with autism 

*Autism is more common in men but does also occur in women. Only men were chosen 
for this study so the results from a single-sex group could be more easily understood

adult men* with 
moderate-to-severe 
symptoms of autism
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What are the main results of this study?

Who took part in this study?

�e study looked at the e�ects of balovaptan using a variety of tests. One test measured social behavior; another test assessed the ability to socialize and communicate, 
along with daily living skills. Other tests measured the severity of symptoms, restricted and repetitive behaviors, irritability, mood, anxiety, and quality of life
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mid-dose
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high-dose

was seen over 12 weeks with daily use of

Improvement in

in adult men with autism compared
with placebo (no medicine)

socialization and 
communication

A positive e�ect was seen on

along with an improvement in

daily living skills

No di�erence was seen with 
another test assessing

and no di�erences were seen on:

Restrictive or
repetitive behaviors

Irritability

Mood

Anxiety 

social behavior

�ere were no consistent 
di�erences reported on 

or other adverse reactions between

and

safety

quality of life

IQ 70+

All of the men had an IQ 
of 70 or more. An IQ of 
less than 70 may suggest a 
general learning disability

�e VANILLA study showed that:
• Improvements over placebo were seen in 

socialization and communication in men 
taking balovaptan in the higher dose groups

• Improvements in daily living skills were 
also seen in men taking balovaptan in the 
mid-dose group

�e results were informative, such that new 
and larger studies can be started in adults 
and children with autism
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The Social Responsiveness Scale (SRS-2) tested 
the effects of balovaptan on the ability of people to 
overcome challenges in social behavior, including:

• Recognizing social cues
• Social and expressive 

communication

Socialization
• Conforming to social rules
• Engaging in social situations
• Forming and keeping relationships
• Having an interest in peers 

Communication
• Speaking and conversations
• Describing and understanding emotions
• Speaking up for oneself and the things 

that are important
• Understanding language
• Making eye contact

Daily living skills
• Having independence
• Self-care and hygiene
• Performing household chores
• Driving or using transport
• Managing money

The Vineland™-II Adaptive Behavior Scale tested the ability of people to interact socially and 
function day to day as rated by their caregivers. This looked at:

• Having motivation to 
engage socially

• Managing restricted interests 
or repetitive behaviors

What tests were used in the VANILLA study?
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• An adverse reaction is a 
response to a medicine which 
is noxious and unintended 

• No adverse reactions were 
consistently seen more often 
with balovaptan than placebo

• The most common adverse 
reactions with balovaptan  
and placebo that were reported 
are listed to the right:

• Future studies will continue to 
look at the safety of balovaptan

This study used different tests to measure the effects of balovaptan

Other tests measured the symptoms of autism and its severity, restricted and repetitive behaviors, irritability, mood, anxiety, and quality of life

Were there any adverse reactions?

• Many people with autism and their caregivers consider 
socialization and communication challenges to be 
important areas in which they would like support and help

• The VANILLA study showed that in adult men with 
autism, balovaptan may improve socialization and 
communication without any immediate concerns 
about adverse reactions 

• These results support further studies being done in 
larger numbers of people to investigate the effects of 
balovaptan in both adults and children with autism

How could this study benefit 
people with autism?
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Clinical studies aim to 
find out if a new treatment 
or procedure
• Is safe
• Has adverse reactions
• Works better than the 

currently used treatment
• Helps the individual feel 

better

Phase 2 Phase 3Phase 1 The earliest phase 
studies usually 
look at how safe 
a medicine is and 
whether it has 
adverse reactions 

Later phase studies 
aim to prove that 
a new medicine has 
a real benefit in 
improving symptoms 
or a condition

A medicine will only become available for doctors 
to prescribe when there is enough evidence from 
clinical studies that it is effective and safe, and it 
has been granted a license by a regulatory agency 
such as the US Food and Drug Administration 
(FDA) or the European Medicines Agency (EMA) 

Clinical studies are divided into different stages, called phases

WHAT IS A PHASE 2 STUDY?

• In a phase 2 study, a new medicine 
is tested and often compared with 
another medicine already in use or with 
a placebo. The placebo looks identical 
to the study medicine but contains no 
active ingredients

• This helps researchers to find out:
– The clinical effects in people 

who may need the medicine
– More about adverse reactions
– More about the best dose to use

• People sometimes feel better 
or change their behavior 
simply by being involved in 
a study and being monitored 
more closely than usual – this 
is called a “placebo effect” 

• If phase 2 studies show that 
the new medicine is likely 
to be effective and safe 
enough, it is then tested in 
larger groups of people in 
phase 3 studies

What is a clinical study?

F. Hoffmann-La Roche AG, Basel, 
Switzerland, provided support and 
oversight for the study and participated 
in the study design, data collection, 
management, and interpretation of 
the results

Roche is conducting more studies with balovaptan in people  
with autism:
• The aV1ation study, phase 2, in children and adolescents in the 

USA only (www.theaviationstudy.com). NCT02901431
• The V1aduct study, phase 3, is recruiting male and female 

adults in the USA; recruitment is also planned in Europe. 
NCT03504917

All current and future studies will be posted on 
www.ClinicalTrials.gov

Are there any plans  
for future studies?

Who sponsored 
this study?

• The VANILLA study is published and 
can be accessed here (Bolognani et al. 
A Phase 2 clinical trial of a vasopressin 
V1a receptor antagonist shows improved 
adaptive behaviors in men with autism 
spectrum disorder [published online 
ahead of print, May 1, 2019]. Science 
Translational Medicine. doi: 10.1126/
scitranslmed.aat7838)

• If you have any further questions, please 
contact a representative at your local 
Roche office

Any more 
questions?
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Scientific concepts and products discussed in this document are investigational. Efficacy and safety of balovaptan 
have not been established. There is no guarantee that balovaptan will become commercially available.
NP/BLVP/1809/0002 - April 2019.


