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Mike - Tony’s Dad & SRF’s Founder

Left my career a few years ago to lead SRF.  In addition to working with the 
team of SynGAP families and partners, I serve on Executive Board of 
COMBINEDBrain, AES Epilepsy Research Benchmarks Stewards Committee 
and work closely with Innovation and Value Initiative Methods Summit & 
Personalized Medicine Coalition.

Professional background in global development, healthcare strategy, finance 
and planning at top-tier institutions.

Educational background in Mathematics (BS), International Economics (MA) 
and Finance (MBA).
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SynGAP Research Fund - a family-led, volunteer-driven 501 (c)(3) public charity
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Mission

Vision

Mantra

Strategic 
Areas

Volunteer 
Teams

To improve the lives of patients and families suffering from SynGAP1- RD 

An expeditious development of SynGAP1-RD treatments and cures 
accelerated by funding of high impact research, partnering with passionate 
industry leaders and supporting our driven and mobilized DEE community.

Collaboration, Transparency & Urgency

Provide Education and 
Support to the SynGAP1 

Community

Expand Scientific 
Awareness & Stakeholders 

of SynGAP1-RD

Support and Initiate 
Scientific Research to    

Advance SynGAP1-RD 
Treatments and Cures

Community Activation
Advocacy

SRF Patient Conference 

Communications and Marketing
Effective Partnerships

SRF Scientific Conference

Medical/Science Initiatives
Resource Management

Fundraising



Overview: SRF in numbers 
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1,581 240 210 23 5
Patients 

Counted
Patients in 

citizen health
Patients 
profiled 

Families 
were/are 
Trustees

Geographies
󰑔󰏅󰎾
󰎪󰎉

100+ 3 1 ~30 $6.25M
Webinar 
available

Podcasts in 2 
languages

ICD-10 Institutions 
supported

Committed 
to grants

Provide Education and Support to the SynGAP1 Community

Expand Awareness of SynGAP1-RD Support and Initiate Scientific Research
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Advancing SYNGAP1 Science: 
SRF’s Seven Core Scientific Programs  

Basic and Translational 

Science

Drug Repurposing SYNGAP1 Missense Analysis, 

Research, and Therapeutics

SYNGAP1 Biomarkers and 

Endpoints

Research Tools and Reagents

Basic science reveals what 

goes wrong in tissues and 

cells when a SYNGAP1 gene 

is broken. Translational 

science is the designing and 

testing of different types of 

medicines for SRD.

Drug repurposing looks to 

reduce suffering in patients in 

the short term. 

SRF’s process of Find, 

Assess, Survey, and Trial 

existing medicines for use in 

SRD may improve care and 

reduce medication burden.

Studying missense variants 

can help identify effective 

treatments for individual 

missense variants, discover 

more druggable targets for all, 

and provide a more nuanced 

view of SRD.

Biomarkers (e.g. in blood, 

CSF, EEGs, actigraphy) and 

clinical measures (ORCA, 

Bayley, etc.) are required to 

determine treatment efficacy 

and disease progression, and 

may improve diagnostics.

Creating and indexing 

research tools and reagents 

helps SYNGAP1 research 

partners. We have 

biorepository samples, iPSC 

lines, curated data, and more.

SRF Funding to Date:

$1,716,545 $1,654,901 $610,160 $562,250 $795,283 $449,513 $454,115

SRF Scientific Funding to Date: $6,242,768

Our comprehensive programs focus on understanding the disease, accelerating research, and preparing for clinical trials. 

Our commitment to funding strategic initiatives reflects our urgency to drive breakthroughs and find treatments.

SRF Funding to Date: SRF Funding to Date: SRF Funding to Date: SRF Funding to Date: SRF Funding to Date: SRF Funding to Date:

SYNGAP1-Related Disorders 

Characterization

Natural History Study at 

Multidisciplinary Clinics 

A long-term, rich 

characterization of SRD is 

essential for successful clinical 

trials and for improved clinical 

care of our patients.

A highly curated prospective 

study, executed across 

multiple multidisciplinary 

clinics, is needed to describe 

“standard of care” when 

testing new treatments. Also 

builds future trial sites.

*$ as of December 31, 2024



SYNGAP1 Timeline

7325 PubMed.gov results for SYNGAP1 from 1998 to 17 April 2024
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https://pubmed.ncbi.nlm.nih.gov/39807402/
https://pubmed.ncbi.nlm.nih.gov/39807402/


SRD THERAPEUTIC PIPELINE | March 2025
DISCOVERY PRECLINICAL IN HUMAN FDA REVIEW 

& APPROVAL

Confidential

CRISPR-based epigenome targeting
Multiple strategies

Suppressor tRNA platform
Novel gene therapy product

Fenfluramine
4-PB for increased protein function

KCC2 potentiation for E/I balance
NOS-01, novel combination therapy

FDA-appr mRNA upregulation hits
FDA-appr phenotypic rescue hits

rareSHIFT™ &  BioNAV™
4M Tx GSK3β Inhibitor
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Cell   Hematopoietic stem cell therapy

TANGO Restore ASO platform
SOLIDUS ASO platform

ASO
ASO
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ASO
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SRF Funded =



First five years



It gets complicated fast - I have ~20 grants in flight today.



Build community and leverage giving: 1:2:6



A guarantee fund can allow you to move faster

We can’t raise funds till 
we have a project and 
we can’t start a project 
till we have funds…

Approve Work

Say yet to good work and get  
it going… grant agreements 

and hiring.

Raise against the project

With a motivated scientist 
and concrete project people 
will join you

Pay out from available funds
Go to general fund first and 

then guarantee fund

A guarantee fund 
allows you to 
move faster



Best stuff I did was cheap and now it’s cheaper

Join COMBINEDbrain/Biobank
(BTW - People raise way more money for their own mutation/etc.)

iPSCs - CAMP4 Story

Census - Start now.

Podcast - Just do it, you can always delete it if it’s terrible.



SRF has three SYNGAP1 podcasts for patient finding & support
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What I think is important after working on this for 5+ years

Three Essential Concepts - These are ideas that you have to embrace if you are 
seriously going to do some fundraising

Four Major Learnings - Realizations I’ve had along the way and want you to know.

Ten helpful tips - These are things I’ve learned, generally by doing the opposite 
first.  I have iterated relentlessly and made so many mistakes.



Disclaimer: The Sky is Falling (as it did with COVID) but 
you can lay lots of groundwork now.

Markets down…                        Yields up…                      World unpegging from USD…



You are exactly where 
you need to be.

Don’t waste time doubting yourself, 
your loved ones can’t afford it.  

Jump in and own what you are 
doing, it’s incredibly hard and 
important.  You can’t afford 
self-sabotage. 



The universe is naturally abundant

You have to have this mindset if you are 
fundraising.

Do not talk yourself out of believing you will find 
the money.

If you don’t believe it, who will?



Our capital is rare - Seed, Risk tolerant & Catalytic

What do you say when they ask “Why should I give you 
money?”

Our deep commitment to disease X means we will take 
risks nobody else will, this isn’t an opportunity, it’s an 
obligation.

It can be catalytic to other capital — otherwise we are 
kidding ourselves — we are also scaffolding or de-risking 
the target.

1. Getting researchers data for larger grants and 
seeing out assets in their labs.

2. Scaffolding the target - Developing assets like 
iPSCs or models.

3. De-risking the target - Developing clinical trial 
endpoints, natural history, etc.

Seed our assets in labs 
and generate data for 

larger grants

De-risk the gene 
generally to allow 

industry to consider 
investing

Develop assets and 
data that can facilitate 

and expedite other 
work 

Rare 
Grants



e.g. Your work increases your scores on tables like this.



Language & culture matters: “We can fill an unmet need 
together” vs “I need to raise $100k”.

The sooner you go to the 
community with a project and 
urge them to support it, the 
sooner this gets real.  

In addition to fundraising you are 
activating a community.



How you fundraise will change as you grow,
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It’s darkest before the dawn

A stalled fundraiser feels like a public failure, it’s 
not.

These gaps are when people who can fill gaps 
step forward.



Donors don’t love overhead, be ready to discuss.

Option 1: Good news we don’t 
spend much on overhead!

You are just starting and working on a 
shoestring, so go ahead and own 
that.

Put a time limit on it.

Option 2: Refocus the 
conversation on capacity building.

We need a dedicated organization for 
this disease and organizations need 
funding to grow.

Help with your Ws: Wealth, Wisdom 
or Work.



10 Tips

1. Hire someone, this is a ton of work - Virtual assistant or parent.
2. Plumbing matters, don’t ignore it - Scalable tech to move & track money.
3. Communicate relentlessly - Podcast/Videos, Social, Newsletter.
4. Call people to thank and to ask - You learn what matters in calls.
5. Throw and annual event ASAP - Events trigger donations, get it going.
6. Don’t pay overheads to large institutions - They get it, put policy on your site.
7. Press Releases matter, use them.  - Eureka Alerts is reasonable.
8. Newly diagnosed families panic, give them something to do. - Page for kiddo.
9. Don’t skip the audit - These are useful, credibility building and not that bad.

10. Liquidate stocks upon receipt - You are not in the stock business.


