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  Although up to date, several books have tackled the topic “antiepileptic drugs in epilepsy”; this book on pharmacological and clinical aspects of orphan antiepileptic drugs is unique.


  The book is divided into six chapters that cover various pharmacological and clinical issues of orphan antiepileptic drugs used in the treatment of some devastating epileptic syndromes so-called epileptic encephalopathies.


  Children, particularly infants, are not little adults and their seizures as well as their age-dependent EEG abnormalities differ in their expression and response to treatment. Several syndromes in this young age-group carry a severe mental prognosis due to the impact of diffuse electrical activity on organization of the immature brain that significantly affects normal development and cognition. Treatment in this group of children is not only aimed at preventing seizures, but also at abolishing ictal and interictal EEG abnormalities. It is therefore important to know if the drug in development displays anti-seizure activity only or if it has a potential for antiepileptogenesis as well.


  More than half of the epilepsies begin before the age of 20 and almost 25% of these are intractable. Epilepsy in children differs from epilepsy in adults by the facts that seizures occur in various age-dependent syndromes, they are part of epilepsy and syndrome phenotypes not seen in adults, and in addition occur at an age of brain maturation and differentiation.


  Traditionally the new AEDs have all been evaluated in add-on studies in adult patients refractory to previous therapies and some compounds that are ineffective in adult seizure type may be effective in age-dependent seizures/epilepsy syndromes and vice-versa. Rare diseases occur in less than 200,000 individuals in the United States, or less than 5 per 10,000 individuals in the European Union. The potential market to develop new drugs to treat this small population of patients is too small to justify the expense risk.


  However, various drugs called “orphan drugs” have been allocated for the treatment of some epilepsy syndromes in childhood with grave prognosis.


  Vigabatrin, a GABA-transaminase inhibitor, has become a first-choice agent for infantile spasms alone or combined with adenocorticotropic hormone. Stiripentol, a direct allosteric modulator of GABA receptors combined with valproic acid and clobazam has given encouraging results in the treatment of Dravet syndrome. Rufinamide, a fast sodium channel blocker, has been approved for the adjunctive treatment of seizures associated with Lennox-Gastaut syndrome in children 4 years and older and adults.


  While there is a need to develop new drugs having a specific action in this age-group. this book written by experts in the field of epileptology offers valuable information about orphan drugs and their approved clinical use.
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