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Marin us Pharmaceuticals Receives FDA Orphan Drug Designation for Ganaxolone IV to 

Treat Status Epilepticus 

April 75, 2076 

RADNOR, Pa., April 75, 2016 (GLOBE NEWSWIRE) -- Ma ri nus Pharmaceut ica ls, Inc. (Nasdaq:MRNS). a b iopharmaceutica l company 

dedicated to the development of innovative therapeut ics to treat epi lepsy and neuropsych iatric d isorders, today announced that 

the U.S. Food and Drug Administration (FDA) has granted Orphan Drug Designation to the intravenous (IV) form u lation of its CNS­

selective GABAA modulator, ganaxolone, for the treatment of status epi lepticus. A Phase 1 cl inical tria l evaluating the safety, 

to lerabi lity and pharmacokinetics of ganaxolone IV is expected to in it iate in the f irst half of 2016. 

"Status epilepticus is a life-threatening cond it ion, associated with high morta lity and if not treated immediately, can result in brain 

damage, cognitive impa irment and death," remarked Christopher M. Cashman, Chief Executive Officer of Marinus Pharmaceutica ls. 

"We are pleased to rece ive the Orphan Drug Designation for ganaxolone IV in this d ifficu lt to treat seizu re disorder w ith lim ited 

treatment options." 

Orphan Drug Designation is granted by the FDA Office of Orphan Products Development (OOPD) to novel drugs or biologics that 

treat a rare disease or cond it ion affect ing fewer than 200,000 patients in the U.S. The designation provides the drug developer with 

a seven-year period of U.S. marketing exclusivity, as well as tax credits for cl inica l research costs, the ability to apply for annual grant 

funding, clin ica l research t rial design assistance and waiver of Prescription Drug User Fee Act (PDUFA) f iling fees. 

About Marinus Pharmaceuticals 

Marinus Pharmaceutica ls, Inc. is a biopharmaceutical company ded icated to the development of ganaxolone, which offers a new 

mechan ism of action, demonstrated efficacy and safety and conven ient dosing, to improve the lives of pat ients suffering f rom 

epi lepsy and neuropsych iatric disorders. Ganaxolone is a CNS-selective GABAA modulator that acts on a well-characterized target in 

the brain known to have both anti-se izure and anti-anxiety effects. Ganaxolone is being developed in three different dose forms (IV, 

capsu le and liqu id) intended to maxim ize therapeutic reach to adult and ped iatric patient popu lations in both acute and chron ic 

care settings. Ganaxolone IV is planned to enter cl inical trials in 2016 and is being developed to treat status epi lepticus. Ganaxolone 

IV is complemented by its ora l dose forms, provid ing the potential for IV-to-ora l continuation therapy for patients transit ion ing from 

acute care to outpatient settings. Ganaxolone capsu le is being evaluated in a Phase 3 mu lt i-national cl inical trial as adjunctive 

treatment of focal onset seizures in adu lts. Ganaxolone capsu le and liqu id are being studied in orphan pediatric ind ications with 

comorbid it ies in se izures and behavior d isorders - PCDH19 epi lepsy and Frag ile X Syndrome. For m ore information visit 

www.marinuspharma.com. 

Forward-Looking Statements 

To the extent that statements conta ined in this press re lease are not descriptions of historical facts regarding Marinus, they are 

forward- looking statements reflect ing the current be liefs and expectations of management made pursuant to the safe harbor 

provisions of the Private Securit ies Litigation Reform Act of 1995. Words such as "may", "wi ll", "expect", "antic ipate", "estimate", 

"intend", "bel ieve", and simi lar expressions (as wel l as other words or expressions referencing future events, conditions or 

circumstances) are intended to identify forward-looking statements. Examples of forward looking statements conta ined in th is 

press release include, among others, statements regarding our interpretation of preclin ical studies, development plans for our 

product candidate, includ ing the development of dose forms, the c lin ical trial testing schedule and m ilestones, the abil ity to 

complete enrol lment in our cl inical trials, interpretation of scientific basis for ganaxolone use, t im ing for availabil ity and re lease of 

data, the safety, potential efficacy and therapeutic potential of our product candidate and our expectation regarding the sufficiency 

of our working capita l. Forward- looking statements in this release involve substantia l risks and uncertainties that could cause our 

clinical developm ent programs, future resu lts, performance or ach ievements to differ significantly from those expressed or impl ied 

by the forward- looking statements. Such risks and uncertainties include, among others, the uncerta inties inherent in the conduct 

of future cl inical trials, the t im ing of the cl inical trials, enro llment in c lin ica l trials, ava ilabi lity of data from ongoing clin ical trials, 

expectations for regulatory approvals, and other matters, includ ing the development of formulat ions of ganaxolone, that could 

affect the avai lability or commercial potent ial of our drug candidates. Ma ri nus undertakes no obligation to update or revise any 



forward- looking statements. For a further description of the risks and uncertainties that cou ld cause actua l results to differ from 

those expressed in these forward- looking statements, as we ll as risks relating to the business of the Company in general, see filings 

Marin us has made with the Securit ies and Exchange Commission. 
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