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The human model: 
A fresh perspective on autism research 
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What	is	a	model?	



Postmortem	 BLOOD	 Animals	



A	new	auOsm	model?	

Differences?	
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TREATMENT	WITH	EXPERIMENTAL	DRUGS	



RTT neurons have fewer glutamatergic 
synapses 



Ac#vity	Map	

Brain on a chip 

3D	cor#coids	



RTT neuronal networks are not 
synchronized 
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Intractable seizures in a dish 

CDKL5	Syndrome:	
	
-GeneOcally	defined	by	alteraOons	in	the	CDKL5	gene	
-Early	onset	of	mulOple	seizures	episodes	
-Intractable	epilepsy	
-Two	mouse	models	(deleOon/mutaOon)	with	no	seizures	
-PotenOal	benefit	from	CBD	
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ASD	

ASD astrocytes have impaired 
communication 
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Effect of ASD astrocytes on 
human neurons 
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3	years,	3	drugs	



Translational facility at NIH 



“We always overestimate the changes 
that will occur in the next 

two years and underestimate 
the changes that will occur in the 

next ten. Don’t let yourself  be 
lulled into inaction.” 

 
Bill Gates  
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