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The IBEMCSN is a network of patient partners and 
stakeholders focused on developing meaningful research 
that informs the treatment decisions of PKU patient 
partners and providers.  
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The IBEMCSN 
Leadership Team

Project Lead
Cindy Cameron

Lead Clinician
Sue Berry

Lead Researcher
Mat Edick

Lead Patient Partner
Jane Pilditch

3



• 12 Patient 
Partners

• 6 Providers
• 4 Project Staff

Membership of the IBEMCSN
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Improving Outcomes for Individuals 
with Rare Genetic Disorders

Midwest Genetics Network (MGN) - network of stakeholders focused on 
improving access to genetic services.  

@region4genetics | #MGNr4



MGN Gave Rise To The Inborn Errors of 
Metabolism Collaborative (IBEMC)

Goal: Understand the natural history of rare 
inborn errors of metabolism, and provide 
evidence base to optimize care and improve 
outcomes

Current Enrollment of >2100 subjects 

>750,000 demographic and longitudinal 
clinical data points collected

@IBEMC1



Early Efforts of MGN Led to the 
formation of IBEMCSN



Research Done Differently

The IBEMCSN is a project funded by PCORI, the Patient-
Centered Outcomes Research Institute. 

PCORI funds Patient-centered outcomes research (PCOR), 
which focuses on the research topics, questions and 
outcomes most important to patients and those who care 
for them.



Nothing About Us, Without Us

What health 
outcomes are most 
important to me?

What are my options 
and what are the 

potential benefits and 
harms of those 

options?

Given my personal 
situation and 

preferences, what 
should I expect will 

happen to me?

Better Research Through Engagement



Because I want people with 
PKU to have a brighter future

Because I don’t want my 
children to be as scared as I was 
about PKU

Because I want a cure

Because the 
diagnosis is 
lonely Because I have a 

child with PKU

Why do patients care about research?



What do patients bring to the table?

• Passion
• Expertise
• Perspective 
• Credibility

Patient Engagement



Over the 2 year grant period, the goals 
of the IBEMCSN are to:

• Train to work together as equal partners in research

• Learn about the various treatment options that exist for PKU

• Identify gaps in knowledge concerning 

optimal treatment for PKU

• Identify outcomes important to 

individuals with PKU and their caregivers 

• Develop a quality research proposal 

driven by patients and families to inform 

treatment decisions for PKU 



How Does 
this Look in 
Action?



Introduction to PCORI and IBEMCSN

Patient Engagement

Advocacy

Partnering with Practitioners

How to be Effective in Meetings

The 3 C’s: Conflict, Communication, and Collaboration

What is CER?

Intro to Research

Training to Work Together 





Learning about existing treatment options and 
gaps in knowledge

October 17-18, 2017
Lansing, MI



What research questions would Patient Partners 
like to see addressed?



Identifying Outcomes Important to Patients and 
their families



Where We Have Been and Where We Are 
Going

Today



Next Steps for IBEMCSN
CER – comparing two or more treatments/approaches to 
care to see which one works best for each patient

•Following the simplified diet would be easier than 
following the traditional  

• If I don’t follow the traditional diet, am I going to 
have PKU-head all the time?

Our 
Discussion

•Which diet option, simplified or traditional has the 
most benefit and least risk for me

•Benefits and risks are based on things I care aboutPCORI CER
Comparators

Outcomes



Next Steps

• Refine question for research proposal
• Finalize patient-centered outcomes
• Determine how to collect the outcomes
• Secure the partners
• Prepare a proposal



Questions


	Inborn Errors of Metabolism Collaborative�Stakeholder Network (IBEMCSN)
	Slide Number 2
	Slide Number 3
	Slide Number 4
	Improving Outcomes for Individuals with Rare Genetic Disorders
	Slide Number 6
	Slide Number 7
	Slide Number 8
	Slide Number 9
	Slide Number 10
	What do patients bring to the table?
	Slide Number 12
	How Does this Look in Action?
	Slide Number 14
	Slide Number 15
	Slide Number 16
	Slide Number 17
	Slide Number 18
	Slide Number 19
	Next Steps for IBEMCSN
	Slide Number 21
	Questions

