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INTRODUCTION
• Prader-Willi syndrome (PWS) is a rare genetic neurobehavioral-

metabolic disorder, characterized by hyperphagia, accumulation of 
excess fat, hypotonia, and behavioral/psychological 
complications.1,2

• There are currently no approved treatments for hyperphagia, a 
life-threatening hallmark of PWS.

• Diazoxide choline extended-release (DCCR) tablets are an 
investigational, once-daily oral formulation, which provides for 
continuous release and absorption throughout the gastrointestinal 
tract, and stable plasma concentrations.

• DCCR is currently under development as a potential treatment for 
children and adults with PWS who have hyperphagia.

1. Butler MG, Miller JL, Forster JL. Prader-Willi syndrome – Clinical genetics, diagnosis and treatment approaches: An update.  Curr Pediatr 2019; 15(4):207-244.  2. Miller Rev JL, Lynn CH, Driscoll DC, et al. Nutritional 
phases in Prader-Willi syndrome. Am J Med Genet Part A 2011; 155:1040–1049. Photos provided with consent of the caregiver through University of Florida, USA. Abbreviations: PWS, Prader-Willi syndrome; DCCR, 
diazoxide choline extended-release.



PHASE 3 DCCR PROGRAM

Abbreviations: DCCR, diazoxide choline extended-release; DXA, dual-energy X-ray absorptiometry; OLE, open label extension

1. Miller et al., J Clin Endocrinol Metab 2023 Jun 16;108(7):1676-1685. 2. Miller et al., Obesity 2024 Feb;32(2):252-261.

C601 C614C602 

13-Week Double-blind 
Treatment (N = 127)1

2:1 Randomization 
DCCR N = 85
Placebo N = 42
Completed n = 120
• 5 participants did not enroll in C602-

OLE

Open-Label 
Extension (N = 77)

No 
Randomization
DCCR N= 77

16-Week Double-
blind Randomized 
Withdrawal Period 
(N=77)

1:1 Randomization
DCCR N=38
Placebo N=39

Open-Label Extension 
Period (N=115)2

* Up to 5 years duration
No Randomization
DCCR N=115
• 6 participants did not enroll in C602-

RWP



ENDPOINTS TO BE DISCUSSED

Abbreviations: DCCR, diazoxide choline extended-release; DXA, dual-energy X-ray absorptiometry; HOMA-IR, Homeostatic Model Assessment for 
Insulin Resistance;OLE, open label extension

Efficacy endpoints analyzed through 3 years of DCCR exposure. 
Metabolic markers analyzed through 1.5 years of DCCR exposure.

Primary Efficacy Endpoint
• Change in hyperphagia per Hyperphagia Questionnaire for Clinical Trials (HQ-CT) Total Score 

(Range: 0-36)
• Validated disease-specific scale completed by caregivers 
• 9 questions focused on frequency and intensity of hyperphagia & food related-behaviors within 

previous 2 weeks

Additional Efficacy Endpoints
• PWS Profile (PWSP)

• Domains: aggression, anxiety, compulsivity, depression, disordered thinking, rigidity/irritability
• Clinical Global Impression of Severity (CGI-S)
• Caregiver Global Impression of Severity (Caregiver GI-S)
• Body composition per DXA 
• Metabolic markers

• Insulin, HOMA-IR, leptin, & adiponectin



DEMOGRAPHICS 
AND BASELINE 
CHARACTERISTICS

Abbreviations: BMI, body mass index; DCCR, diazoxide choline extended-release; HQ-CT, Hyperphagia Questionnaire for Clinical Trials; SD, standard deviation

Baseline Characteristics
DCCR-Treated 
Participants

N = 125

Age, years​
Mean (±SD) 13.4 (6.98)​
Median (range) 12 (4-44)​

Race (% White / % Black / % Multiple)​ 84.8 / 4.8 / 6.4
Weight (mean [±SD]), kg 62.06 (30.15)​

Body mass index (mean [±SD]), kg/m2 27.56 (9.62)​

Body mass index z-score (mean [±SD]) 1.29 (1.12)

Growth hormone use (n [%])​ 103 (82%)

Geography: USA / UK (%)​ 80.0 / 20.0

HQ-CT total score​ (0-36) (mean [±SD]) 21.5 (6.70)

PWS subtype 
Deletion (n [%]) 77 (61.6)

Non-deletion (n [%]) 47 (37.6)

Missing (n [%]) 1 (0.8)

Median duration of DCCR 
administration: ~3.0 years 
(maximum: 4.5 years) 
• 105 (84%) participants >1 year
•   90 (72%) participants >2 years 
•   71 (57%) participants >3 years



REDUCTIONS IN HYPERPHAGIA OBSERVED AT 
ALL POST-BASELINE TIMEPOINTS

Abbreviations: BL, baseline; HQ-CT, Hyperphagia Questionnaire for Clinical Trials; SD, standard deviation
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PRADER-WILLI SYNDROME PROFILE (PWSP)
Significant 
improvements in 
each of the 6 
PWSP domains 
at all time points 
through 3 years 
(p<0.001)

Abbreviations: BL, baseline; DCCR, diazoxide choline extended-release; LS, least squares; PWSP, Prader-Willi syndrome profile questionnaire; SE, standard error
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CGI-S and CAREGIVER GI-S
Significant reductions compared to baseline in CGI-S (p<0.0005) and Caregiver GI-S (p<0.0001) at all 
timepoints through 3 years. 

Abbreviations: BL, baseline; CGI-S, Clinical Global Impression of Severity; GI-S, Global Impression of Severity
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LEAN BODY MASS and FAT MASS

• Progressively 
increasing 
improvements in lean 
body mass at all time 
points

• LS mean change [SE] in 
lean mass significant 
at all timepoints 
(*p<0.0001)

• At Year 3: +7.3 kg 
(+40.3%) lean mass 
change from Baseline

Abbreviations: BL, baseline; LS, least squares; SE, standard error
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METABOLIC 
MARKERS

Significant improvements 
(p<0.05) from Baseline in 
metabolic markers at all but 
one timepoint through Week 
78 (1.5 years)

Desired changes would 
include: decrease in leptin, 
decrease in insulin, 
decrease in HOMA-IR 
(insulin resistance), and 
increase in adiponectin

Abbreviations: BL, baseline; HOMA-IR, Homeostatic Model Assessment for Insulin Resistance; LS, least squares; SE, standard error
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CONCLUSIONS
Long-term administration of DCCR (for up to 3 years) was associated with statistically 
significant, clinically meaningful, durable changes in key outcome measures in people 
with PWS.

• Improvement in hyperphagia per HQ-CT Total Score from Baseline

• Improvement in PWS behaviors per PWSP domains from Baseline

• Improvement in CGI-S & Caregiver GI-S from Baseline

• Increase in lean body mass from Baseline

• Improvement in key metabolic markers (insulin, HOMA-IR, leptin, & adiponectin) from Baseline 
(measured up to 1.5 years)

Abbreviations: DCCR, diazoxide choline extended-release; OLE, Open-Label Extension; PWS, Prader-Willi syndrome; RWP, Randomized-Withdrawal 
Period

In conclusion, these results support the long-term efficacy of DCCR as a potential 
treatment of hyperphagia and related problems in children and adults with PWS



ACKNOWLEDGEMENTS

Full author list: Evelien Gevers1,2, Nicola Bridges3, Jack Yanovski4, Eric Felner5, Parisa 
Salehi6, Ashley Hall Shoemaker7, Amy Fleischman8, Anthony Goldstone9, Moris 
Angulo10, David Stevenson11, Kathryn Obrynba12, M Guftar Shaikh13, Anthony 
Holland14, Verghese Mathew15, David Viskochil16, Shawn E. McCandless17, Lynne 
Bird18,19, Melissa Lah20, Virginia Kimonis21, Jennifer Abuzzahab22, Laura 
Konczal23, Elizabeth Littlejohn24, Heidi Shea25, Poonam Dharmaraj26, Urmi Das26, Jorge 
Mejia-Corletto27, John Wilding28, Katerina Harwood29, Kristen Yen30, Raj Gandhi30, Jing 
Gong30, Patricia Hirano30, Neil Cowen30, Anish Bhatnagar30, Michael Huang30, Merlin 
Butler31, Jennifer Miller32

1Queen Mary University of London, Barts and The London Medical School, William Harvey Research Institute, Centre for Endocrinology, London, United 
Kingdom. 2Barts Health NHS Trust, Royal London Hospital, London, United Kingdom. 3Chelsea and Westminster Hospital NHS Trust, London, United 
Kingdom. 4National Institute of Child Health and Human Development, National Institutes of Health, Bethesda, MD, USA. 5Emory University School of Medicine, 
Atlanta, GA, USA. 6Seattle Children's, Seattle, WA, USA. 7Vanderbilt University Medical Center, Nashville, TN, USA. 8Boston Children's Hospital, Boston, MA, 
USA. 9Imperial College London Healthcare NHS Trust, London, United Kingdom. 10Good Samaritan Hospital Pediatrics, Babylon, NY, USA. 11Stanford University, 
Stanford, CA, USA. 12Nationwide Children’s Hospital, Columbus, OH, USA. 13Royal Hospital for Children, Glasgow, United Kingdom. 14University of Cambridge, 
Cambridge, United Kingdom. 15Hull University Teaching Hospitals NHS Trust, Hull, United Kingdom. 16University of Utah, Salt Lake City, UT, USA. 17University of 
Colorado, Children’s Hospital Colorado, Aurora, CO, USA. 18University of California San Diego, San Diego, CA, USA. 19Rady Children’s Hospital, San Diego, CA, 
USA. 20Indiana University School of Medicine, Indianapolis, IN, USA. 21University of California, Irvine Medical Center, Irvine, CA, USA. 22Children's Minnesota, St. 
Paul, MN, USA. 23University Hospitals of Cleveland, Cleveland, OH, USA. 24University of Michigan Health-Sparrow, Lansing, MI, USA. 25Endocrine Associates of 
Dallas, Plano, TX, USA. 26Alder Hey Children’s NHS Foundation Trust, Liverpool, United Kingdom. 27New York University Langone Hospital, Garden City, NY, 
USA. 28Aintree University Hospital, Liverpool, United Kingdom. 29St. Joseph's Children’s Hospital, Paterson, NJ, USA. 30Soleno Therapeutics, Inc., Redwood City, 
CA, USA. 31Kansas University Medical Center, Kansas City, KS, USA. 32University of Florida, Gainesville, FL, USA

Thank you to our participating Investigators, study sites, study participants and their 
caregivers in the UK and the USA, as well as the FPWR, PWSA-USA and PWSA-UK!

Abbreviations: FPWR, Foundation for Prader-Willi Research; PWS, Prader-Willi syndrome; PWSA, Prader-Willi Syndrome Association; UK, United 
Kingdom; USA, United States of America


	Slide Number 1
	Slide Number 2
	INTRODUCTION
	PHASE 3 DCCR PROGRAM
	ENDPOINTS TO BE DISCUSSED
	DEMOGRAPHICS AND BASELINE CHARACTERISTICS�
	Reductions in Hyperphagia Observed at All Post-Baseline Timepoints
	Prader-Willi Syndrome Profile (PWSP)
	CGI-S and CAREGIVER GI-S
	LEAN BODY MASS and FAT MASS
	METABOLIC �MARKERS
	CONCLUSIONS
	ACKNOWLEDGEMENTS

