
Open AccessISSN: 2684-6039

Journal of Genetics and DNA ResearchOpinion
Volume 08:04, 2024

*Address for Correspondence: Rosati Wei, Department of Psychology and 
Neuroscience, University of Colorado Boulder, Colorado, USA, E-mail: weirosati@
gmail.com
Copyright: © 2024 Wei R. This is an open-access article distributed under the 
terms of the Creative Commons Attribution License, which permits unrestricted 
use, distribution, and reproduction in any medium, provided the original author 
and source are credited.
Received: 01 July, 2024, Manuscript No. Jgdr-24-144420; Editor Assigned: 03 
July, 2024, PreQC No. P-144420;  Reviewed:  17 July, 2024, QC No. 
Q-144420; Revised: 23 July, 2024, Manuscript No. R-144420; Published: 31 July, 
2024, DOI: 10.37421/2684-6039.2024.08.217

Emerging Pharmacological Therapies for Treating Epilepsy in 
Children
Rosati Wei*
Department of Psychology and Neuroscience, University of Colorado Boulder, Colorado, USA

Introduction
Epilepsy is one of the most common neurological disorders affecting 

children, with significant implications for their development, quality of life, 
and overall well-being. Traditional antiepileptic drugs have provided relief for 
many, but a substantial number of pediatric patients continue to experience 
uncontrolled seizures despite these treatments. The advent of emerging 
pharmacological therapies offers new hope for these children and their families, 
promising better seizure control and fewer side effects. This article explores 
the landscape of these new therapies, their mechanisms of action, clinical 
efficacy, and potential impact on pediatric epilepsy management. Epilepsy 
affects approximately 0.5-1% of children worldwide, and it is characterized 
by recurrent, unprovoked seizures. The condition can stem from various 
etiologies, including genetic mutations, brain malformations, infections, and 
metabolic disorders. Uncontrolled seizures can lead to cognitive impairment, 
behavioral issues, and a reduced quality of life. Therefore, effective 
management is crucial.

Description
Traditional AEDs, such as valproate, carbamazepine, and ethosuximide, 

have been the mainstay of treatment. However, around 30% of pediatric 
epilepsy cases are refractory to these drugs, highlighting the need for new 
and innovative therapies. One of the most groundbreaking developments in 
epilepsy treatment is the use of cannabidiol, a non-psychoactive compound 
derived from the cannabis plant. Epidiolex, an FDA-approved formulation 
of CBD, has shown efficacy in treating severe forms of epilepsy, such as 
Dravet syndrome and Lennox-Gastaut syndrome. CBD's exact mechanism 
in controlling seizures is not fully understood, but it is believed to modulate 
various neurotransmitter systems and ion channels. It may reduce neuronal 
excitability and inflammation, which are key factors in seizure generation. 
Clinical trials have demonstrated significant reductions in seizure frequency 
with CBD treatment. For instance, a study published in the New England 
Journal of Medicine reported a 39% reduction in seizures among patients with 
Dravet syndrome receiving CBD compared to a 13% reduction in the placebo 
group [1].

Fenfluramine, originally an appetite suppressant, has been repurposed 
for epilepsy treatment due to its potent anti-seizure properties. It has received 
FDA approval for the treatment of Dravet syndrome. Fenfluramine exerts its 
effects by increasing serotonin release and enhancing its action on specific 
receptors. This modulation of serotonin pathways is thought to play a crucial 
role in its anticonvulsant activity. Clinical trials have shown that fenfluramine 

can reduce the frequency of convulsive seizures in children with Dravet 
syndrome by up to 70%. Its use, however, requires careful monitoring due to 
potential cardiovascular side effects [2].

Stiripentol is an AED that has gained attention for its use in combination 
with clobazam and valproate for treating Dravet syndrome. It is thought to 
enhance the efficacy of these drugs through various mechanisms. Stiripentol 
enhances GABAergic transmission, which increases the inhibitory effects in 
the brain, thus reducing neuronal excitability. It also inhibits the metabolism 
of clobazam, increasing its availability and efficacy. Studies have shown that 
the addition of stiripentol to clobazam and valproate can significantly reduce 
seizure frequency in patients with Dravet syndrome. The most common side 
effects include drowsiness and loss of appetite. Brivaracetam is a newer 
AED that targets synaptic vesicle protein 2A, which plays a critical role in 
regulating neurotransmitter release. It is approved for the treatment of partial-
onset seizures in patients aged four years and older. By binding to SV2A, 
brivaracetam modulates synaptic transmission and stabilizes neuronal 
activity, thereby reducing seizure occurrences [3].

Clinical trials have demonstrated that brivaracetam is effective in 
reducing seizure frequency with a favorable side effect profile. It is particularly 
beneficial for children who have not responded to other AEDs. Everolimus, 
an mTOR inhibitor, has shown promise in treating epilepsy associated with 
tuberous sclerosis complex ,a genetic disorder that causes benign tumors 
to form in various organs, including the brain. Everolimus targets the mTOR 
pathway, which is involved in cell growth and proliferation. By inhibiting this 
pathway, everolimus can reduce the size of brain lesions and their associated 
epileptic activity. Studies have indicated that everolimus can significantly 
reduce seizure frequency in patients with TSC-related epilepsy. It is generally 
well-tolerated, though it requires monitoring for potential immunosuppressive 
effects. While these emerging therapies offer new hope for children with 
epilepsy, several challenges remain. The long-term safety and efficacy 
of these drugs need to be established through extended clinical trials and 
real-world studies. Additionally, access to these therapies can be limited by 
regulatory approvals, high costs, and healthcare infrastructure [4].

The future of epilepsy treatment lies in personalized medicine. Advances 
in genetics and neuroimaging are paving the way for individualized treatment 
plans tailored to the specific etiology and pathophysiology of a child's 
epilepsy. Genetic testing can identify mutations that may respond to targeted 
therapies, while advanced imaging techniques can pinpoint the brain regions 
involved in seizure activity, guiding surgical interventions or the placement of 
neuromodulation devices [5].

Conclusion 
The landscape of pediatric epilepsy treatment is evolving rapidly, with 

emerging pharmacological therapies offering new avenues for seizure 
control and improved quality of life. Cannabidiol, fenfluramine, stiripentol, 
brivaracetam, and everolimus represent significant advancements, each with 
unique mechanisms of action and clinical benefits. While challenges remain, 
the promise of these new treatments, coupled with advances in personalized 
medicine, heralds a brighter future for children with epilepsy and their families. 
As research progresses and these therapies become more accessible, we 
move closer to the goal of achieving seizure freedom for all pediatric epilepsy 
patients.
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